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Responses to TA Methods Addendum Public Consultation between 27th March 2014 and 1st July 2014 
 

Name & Org Sections Comments 
London School of 
Economics and 
Political Science 

Main = 
Question 1 
-- Other = 

BoI and unmet clinical need. Our current understanding is that BoI considers disease severity in the form of QALY loss (i.e. 
proportional QALY shortfall). We believe that proportional QALY shortfall is a logical and practical way to quantify disease severity. 
However, the definition of BoI should be expanded beyond disease severity and include unmet clinical need, for example, in the 
form of treatment availability. We feel this is an important consideration and, as such, it reflects societal values as evidenced by 
public preferences in the UK (Linley and Hughes, 2013). 

University of Leeds Main = 
Question 1 
-- Other = 

QALY shortfall does reflect burden of illness. Twice. The utility measures we use along with survival already capture burden of illness 
and no further weighting of the QALY is necessary. QALY shortfall represents a further complication and double counting of benefit. 
If we are especially concerned with addressing severe disease an alternative may be to prioritise research in those areas and 
incentives for research. 

The Institute of 
Cancer Research, 
London 

Main = 
Question 1 
-- Other = 

We understand that the Department of Health terms of reference to NICE propose using the new modifier ‘burden of illness’ in 
place of a specific criterion for ‘end of life’ treatments. 
 
Proportional QALY shortfall at the point of treatment, for those with a condition compared with those without, does appear to 
recognise situations where patients stand to lose a high proportion of their remaining health, such as at the end of life. However, 
the measure is more complex than the current end of life criteria, and its exact effects are hard to predict – you would also expect it 
apply more readily to diseases affecting younger people than older people. 
 
The Institute of Cancer Research (ICR) would be very concerned with the loss of the current end of life criteria, which have played a 
very important role in making innovative new cancer treatments available for patients on the NHS. Since these criteria were 
established in 2009, 12 cancer drugs have been approved by NICE through this mechanism, and it has often acted as a gateway to 
subsequent wider use of these treatments. It is likely that removing end of life criteria will reduce the number of cancer drugs that 
are approved for use on the NHS, with a significant impact on patients at the end of their lives. 
 
We believe it is essential to carry out a robust analysis of how closely the burden of illness modifier mimics the current end of life 
system, before considering it further for inclusion. If NICE was to move to burden of illness, we would want NICE to give the new 
modifier at least the same weighting as end of life receives currently, to prevent patients with cancer and other terminal illnesses 
from missing out. 

Southampton 
Health 
Technologies 
Assessments 
Centre (SHTAC) 

Main = 
Question 1 
-- Other = 

To the extent that it might be considered worth including burden of illness in NICE deliberations the proportional QALY shortfall 
appears a reasonable measure. We note that this doesn’t seem to incorporate the intention raised in the original value-based 
pricing consultation to encourage innovation for patient groups/ disease areas that are currently poorly provided with active 
treatments (unmet need) but focusses entirely on the burden of illness associated with condition. 
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Applied 
Quantitative 
Methods Network, 
University of 
Glasgow 

Main = 
Question 1 
-- Other = 

In principle, it appears reasonable. 
In practice, it may be difficult to calculate for many diseases, especially those affecting only small populations.  
Is there a danger of it producing anomalies? For example, are there any conditions where the life expectancies of sufferers are 
greater than for the population as a whole, due to the condition only affecting, for example, the very elderly?  
In such cases would the approach indicate a negative burden of illness? 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
Question 1 
-- Other = 

Potentially. In theory, using proportional the QALY shortfall could be used to measure burden of illness. However, burden of illness 
is inappropriately being used as a proxy for ‘wider societal (benefit) impact’. In addition, the application of proportional QALY 
shortfall in practice will mean that NICE is moving away from the underlying premise that a one unit QALY gain is of equal value for 
all members of society. 

University of 
Sheffield 

Main = 
Question 1 
-- Other = 

To a reasonable extent, although the key uncertainty would be what is classified as a ‘high’ burden and what would not be. This 
could be estimated from the technologies that have been assumed to meet the short life expectancy and extension to life criteria of 
the ‘End of Life’ rule. Estimating the average QALYs that would be accrued without the disease and the QALYs under current 
treatment would allow an initial threshold to be established, assuming ‘End of Life’ was seen as a valid proxy for burden of illness. 
The proportional shortfall approach broadens the types of diseases that could be assumed to have high burden, which appears 
more equitable. 

Universities of 
York, Alberta, 
Leeds and Trinity 
College Dublin 

Main = 
Question 1 
-- Other = 

No. Additional weighting for proportionate QALY shortfall also appears to create potential for inconsistencies in the weighting of 
health effects. The proportionate QALY shortfall depends on the remaining life expectancy without the disease in question. 
Consequently, the proportionate weight will be smaller for younger patients, as the life expectancy in good health, which serves as 
the denominator in the proportional shortfall weight, will be greater for the young rather than the old. This potentially leads to the 
problem that a common health gain, for example the treatment for an acute event without long term health effects, will be 
weighted differently for young and old patients. Furthermore, it is doubtful if the potential biases of the proportional and absolute 
QALY shortfall weights will systematically compensate in a way to allay concerns of unjustified age-based biases. Consequently, the 
proportional shortfall weighting further compounds the prospects of age discrimination becoming inherent in NICE’s decision 
making process. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 
Question 1 
-- Other = 

One of the key reasons for revising the methods is to recognise that "The Appraisal Committees have discretion to consider whether 
the NHS should accept a higher opportunity cost (threshold) than they would normally recommend, for example when something 
new might offer the same overall health gain than it will displace, but has other elements of value not captured in the QALY”. 
 
While the use of proportional QALY shortfall has the advantage of building on the existing NICE methodology, we are not convinced 
that such a measure appropriately reflect burden of illness. It could be argued, that ‘burden of illness’ can be captured by the QALY 
(but as a relative concept – see later comments), taking into account the inherent limitations of the QALY, such as the recognised 
issue of QALY to be insensitive to the outcomes of interest and therefore may under-estimate disease burden in many disease areas. 
In addition, the proportional QALY shortfall proposed here seems to be essentially from the perspective of an individual, but to 
consider the societal impact, should disease prevalence also be taken into account? Further, how will carer burden be included? Will 
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Name & Org Sections Comments 
this also be through QALYs? 
 
More importantly, to consider a wider societal impact, it seems illogical that in trying to quantify elements of value not captured by 
the QALY, the proposal is to use the QALY. This may pose challenge to the credibility of NICE’s technology appraisal process. 
 
The wider social impact may be best captured by including complementary outcomes measures such as the ICECAP_A/ICECAP_O 
measures. Alternatively, commissioning and providing taskforce guidance for the elicitation of stated preference measures such as 
willingness to pay and discrete choice methods which are now well evidenced, as to their ability to capture broader attributes if 
value to individuals. 

NCC-WCH Main = 
Question 1 
-- Other = 

Proportional shortfall works on the basis of trading off health from mild conditions to those in more severe conditions. Given that 
this is not how this is being applied here, as less than £20,000 per QALY gain is still acceptable irrespective of proportional shortfall 
(see page 6, paragraph 15). Therefore, the question of who loses from the introduction of proportional shortfall needs to be clearer.  
 
“ICERs above £20,000 per QALY gained would be acceptable in circumstances where these factors are considered relevant and 
where absolute and proportional QALY shortfall is high.” (see page 12, paragraph 37) 
Regardless as to whether the QALY shortfall appropriately reflects burden of illness, it would seem from the proposed way it is to be 
applied, that it will be used to dichotomise a modifier of high/low burden of illness. I couldn’t find a threshold between 0-1 where 
the proportional QALY shortfall becomes ‘high’. 

King’s College 
London and 
University College 
London 

Main = 
Question 1 
-- Other = 

The ethical principle for taking into consideration the ‘burden of illness’ is that people suffer a loss when they cannot lead a life that 
is as long and healthy as chance and choice will allow and that a good society will seek to avoid that loss. Using proportional QALY 
shortfall as a measure of loss is one way of capturing this principle. As the Consultation recognises, there is no perfect measure. 
However, from a practical point of view, a proportional QALY shortfall approach has the advantage, compared to a ‘fair innings’ 
approach, that it does not require calculation of previously experienced QALYs for particular patient groups, when assessing the 
value of an intervention. 

ScHARR Main = 
Question 1 
-- Other = 

No. It is one, narrow, interpretation of burden of illness. Absolute shortfall more appropriately reflects the literature relating to the 
equity weighting for burden of illness. A couple of papers on non-UK studies and little empirical evidence on proportional shortfall is 
not a sound basis on which to base national policy. 

PharmaPrice 
International Ltd 

Main = 
Question 1 
-- Other = 

This is a very technical and rather narrow point which other experts can respond to. There are much more fundamental points 
relating to NICE’s responsibility and duty from my perspective, which I have responded to below. 

Shire 
Pharmaceuticals 
Ltd 

Main = 
Question 1 
-- Other = 

In part.  
 
We support the direction from the Department of Health to NICE in their terms of reference to take the concept of ‘burden of 
illness’ into account more explicitly and systematically. Shire is generally supportive of using proportional QALY shortfall to measure 
burden of illness as it captures the severity of a condition prior to the introduction of a medicine under appraisal. 
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The consultation proposes that the existing End of Life criteria will be removed from the NICE Methods Guide and replaced by this 
proposal for incorporating burden of illness. The consultation seems to assume an equivalent effect when one is replaced by the 
other. It will be imperative for patients that through the new methods introduced via this consultation that lower rates of patient 
access are not created, particularly for EoL medicines. We have concerns that by replacing the EoL criteria with burden of illness 
measured through proportionate QALY shortfall an equivalent outcome might not be seen. For example, if two patients are 
diagnosed with the same disease and have the same life expectancy the proportional QALY shortfall will be affected by the age of 
the patient which could lead to a bias in evaluating the importance of the treatment to these patients. This may be especially 
relevant for chronic and orphan diseases that are diagnosed later in life. In contrast, age is not part of the criteria measured under 
the current EoL, and therefore should not affect the decision process for these patients. 
 
Therefore, we recommend that the existing EoL criteria are retained (although not cumulatively) alongside considerations of BoI 
measured through proportionate QALY shortfall until such time as it can be established that the effects are equivalent. This is in 
order to ensure that we do not see a lower rate of patient access to EoL medicines than with the current approach. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
Question 1 
-- Other = 

In general we are in agreement that proportional QALY shortfall can reflect burden of illness, but there are occasions where it may 
not fairly represent the illness. In light of this view and the ABPI comments on this question, we wish to highlight four key limitations 
that should be considered: 
 
1. The QALY fails to capture elements of benefit such as healthcare process benefits which need to be accounted for with other 
modifiers such as the innovative nature of technology. 
 
2. Generic quality of life measures such as the EQ-5D fail to fully capture the impact of certain diseases. For example in in mental 
illness it will not take account of quality of life measures such as positive symptoms of psychosis or fully capture levels of 
dependency in Alzheimer’s.[1, 2,3] . Accordingly, and when appropriate, disease specific measures should also be given 
consideration in decision making process and to guide the weighting of the ‘HRQoL inadequately captured’ factor. 
 
3. The end of life criteria should be retained alongside burden of illness (BOI) until it can be demonstrated that both measures are 
equivalent. 
 
4. The ICD-10 codes used for BOI are not adequate to accurately capture the burden of many rare diseases. It will therefore be 
necessary for evidence on BOI to be submitted by manufacturers for consideration in VBA. 
 
References 
1. Brazier, J.E., Longworth, L. NICE DSU Technical Support Document 8: An introduction to the measurement and valuation of health 
for NICE submissions. 2011. Available from http://www.nicedsu.org.uk 
2. Papaioannou, D., Brazier, J., Parry, G. How valid and responsive are generic health status measures, such as the EQ-5D and SF-36, 
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in schizophrenia? A systematic review. Value in Health 2011; 14 (6): 907-920. 
3. Brazier, J (2010) 'Is the EQ-5D fit for purpose in mental health?', BJP, 197, pp. 348:349. 

Lundbeck Main = 
Question 1 
-- Other = 

Lundbeck supports the response made by the ABPI. 

True Research 
Limited (healthcare 
financial 
consultants) 

Main = 
Question 1 
-- Other = 

NO. 
 
The true burden of illness depends heavily on the personal circumstances of the individual. For example, a concert pianist with 
Parkinson's Disease causing impaired movement will suffer much more from the illness than a poet, whose work may be unaffected. 
Professor Hawking, aged 72, with long-standing motor neuron disease, provides an exception to most dogma on quality of life. 
 
Just as every patient needs to be seen individually by a doctor any fair assessment of quality of life must look at each person 
individually. The assessments made on each person would inevitably involve a high degree of subjectivity and require heavy 
resources, but a more rigid system would be bound to lead to controversial and unpopular decisions. 
 
The Public and the Press would be more critical of the NICE proposals if they were easier to understand. Many of the key points are 
cloaked in jargon and hide rather than avoid the fundamental problem that no consensus exists about how to value human lives or 
how to measure quality of life. Different expert panels from different cultures would come up with very different conclusions. If 
decisions based on QALYs continue to be made, NICE will be criticised in the Press whenever the outcomes appear heartless. 

Sanofi UK Main = 
Question 1 
-- Other = 

It will depend on how this is applied. Sanofi considers that proportional QALY shortfall is potentially an appropriate measure to 
assess burden of illness (BoI). We also agree with the proposal that this should be calculated specific to the indication being 
appraised rather than according to ICD-10 codes, as within diseases, there will be different levels of burden and it is appropriate to 
capture this. Indeed, considering that many appraisals will consider subgroups, it will be important for NICE to not only consider the 
BoI of the licensed indication but to consider the BoI of specific patient subgroups which may be evaluated within appraisals. We 
also emphasise that this is an area where input from patient and clinical experts will be critical, in particular to provide information 
on the disease burden that may not be fully captured through an estimate of proportional QALY shortfall. 
 
However, the consultation document does not provide any explanation of how the estimate of proportional QALY shortfall will be 
applied. Therefore, it is impossible to assess whether the proposed approach will appropriately account for treatments for diseases 
with a higher burden of illness.  
 
Critically, the consultation proposes that existing End of Life (EoL) criteria will be excluded from the NICE Methods Guide. The terms 
of reference set by the Department of health states that EoL criteria should be encompassed within burden of illness. We believe 
that medicines which would have been approved through the EoL criteria should therefore also be approved under the new system. 
Medicines that would currently meet EoL criteria typically treat diseases with a very high proportional shortfall (usually >90%). 
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However, the consultation document is unclear as to what a proportional shortfall value of >90% would actually mean in practice. 
The consultation document proposes a maximum QALY weighting of 2.5, and in places suggests that all of the modifiers together 
would have to be applied to gain this maximum weighting. We disagree with this suggestion. Given that many treatments previously 
approved under EoL criteria had ICERs close to £50k per QALY, if a high proportional shortfall alone would not be sufficient to gain 
the maximum weighting this suggests that the same level of access would not be afforded to EoL treatments under the proposed 
VBA process. 
 
This would be a retrograde step and is contrary to the spirit of what was proposed in the terms of reference. Sanofi recommends 
that the existing EoL criteria are retained alongside considerations of burden of illness until it can be established that the effects are 
equivalent in terms of access to end of life medicines. 
 
The consultation document assumes that the BoI estimate will ultimately be incorporated in the cost-effectiveness evaluation 
through a “weighting” of the QALY. We propose that other approaches should also be considered beyond incorporating BoI within 
the estimate of cost-effectiveness - for example a consideration of BoI as a separate value element in its own right, alongside and 
separate to cost-effectiveness and other value elements.  
 
Finally, while it is important to appropriately account for EoL medicines under VBA, it is also important to account for medicines that 
treat diseases with a high burden of illness but that would not be classified as EoL medicines. The ambiguity in the consultation 
document around the application of the BoI modifier means it is impossible to understand whether medicines for such diseases 
would be appropriately accounted for. 

Ethical Medicines 
Industry Group 

Main = 
Question 1 
-- Other = 

Yes, EMIG agrees that proportional QALY shortfall appropriately reflects burden of illness (BOI). However, EMIG requests that NICE 
confirms that companies may utilise WHO tables of burden of illness as well as cohort based data, where it is available, to inform 
the manufacturer or sponsor of estimates of proportional QALY shortfall. 

Biogen Idec Main = 
Question 1 
-- Other = 

The proportional shortfall reflects severity of illness in older patients, which is important. Secondly, it also reflects unmet need 
because of the loss of health due to the absence of appropriate alternatives. In both sense, Biogen Idec is supportive of this.  
 
Biogen Idec is not supportive of proposals to drop EoL criteria. Dropping the end of life (EoL) criteria could potentially discriminate 
against elderly patients because whilst these patients may incur a high proportional shortfall score, they will receive a much lower 
absolute shortfall score because they have a lower life expectancy. This means that new drugs that would have met EoL criteria 
previously, are less likely to be accepted in the future for reimbursement, without a significant drop to their price. This presents 
both issues for drug manufacturers for their R&D pipelines as well as patients. 
 
Biogen Idec is further concerned that the use of ICD codes will not be sufficient to adequate capture burden of illness in diseases not 
reflected within these ICD codes. The evidence generation burden for the manufacturer will hence be increased. 

European Main = EMG agrees with the ABPI’s general support for the use of proportional shortfall to measure burden of illness (BoI). 
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Medicines Group 
(EMG) 

Question 1 
-- Other = 

 
NICE has in the past, publicly supported the importance and value to patients of treatments that are proven to extend life when 
close to death. This consultation proposes that existing end of life (EoL) criteria be excluded from the NICE Methods Guide. This is of 
major concern to EMG members as we believe it will be to patients. How the factors listed in 6.3.3 will be aggregated or 
disaggregated is not clear and it cannot be ruled out that exclusion of the current EoL criteria could result in a lower acceptance rate 
of life-prolonging therapies. EMG agrees with the ABPI, therefore, that the existing EoL criteria be retained alongside the BoI 
modifier until it can be demonstrated that BoI adequately factors in EoL considerations. We support the ABPI in its call that 
whichever approach provides the highest weighting should be used for decision making purposes.  
 
Like the ABPI, EMG has concerns about the extent to which the data behind the ICD-10 codes (table in consultation document), are 
detailed enough to adequately measure BoI, in particular for rare diseases. With an estimated six million people affected by a rare 
disease in the UK, and the increasing proportion of medicines for rare diseases in the pharmaceutical industry pipeline, this is a 
serious limitation. 

GlaxoSmithKline Main = 
Question 1 
-- Other = 

GSK are supportive of the ABPI position that the use of proportionate QALY shortfall as a measure of the burden of illness. It is well 
acknowledged that the QALY has its limitations, but given the challenges to try and standardise a measure of severity this seems a 
reasonable approach. We also share the ABPI concern about the removal of End of Life (EoL) criteria and the impact this may have 
on patients’ access to these medicines. 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
Question 1 
-- Other = 

• Yes, partiall 
 
• However, without details of how proportional QALY shortfall figures will be factored into decision making, it is not possible to 
comment on whether they will allow BoI to be adequately accounted for in guidance development.  
 
• Like ABPI, Novartis is concerned with the proposal to replace the end of life (EoL) decision modifier with the new BoI modifier. 
Whilst conditions meeting EoL criteria may often score highly on proportional QALY shortfall, the absence of detail around how the 
QALY shortfall figures will be used in decision making raises concerns regarding the possibility of lower approval rates for life 
extending treatments at EoL. In the current system, medicines meeting the EoL criteria attain the maximum 2.5 weighting factor.  
 
• We agree with ABPI that the EoL modifier should be retained as a decision modifier in addition to BoI until it can be established 
that the effects of the modifiers are equivalent for EoL conditions. In the meantime, the approach that results in the highest 
weighting should be used for decision making.  
 
• Finally, we agree with ABPI that it will be important for BoI assessments to be based on data for the specific patient populations 
under assessment rather than data derived from analysis of ICD-10 codes as specific ICD-10 codes are often not available for rare 
conditions or sub-populations. 

Novo Nordisk Ltd. Main = Yes. 
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Question 1 
-- Other = 

 
We support the general idea that proportional QALY shortfall reflects burden of illness. We do however note that the level of 
granularity of the ICD-10 codes which are used to establish burden of illness will not be adequate to accurately capture the burden 
for many diseases, or specific groups of patients with those diseases who a submission may be targeted towards. Furthermore some 
aspects of burden of illness may not be adequately captured by the QALY. Manufacturers should retain the right to present 
additional data quantifying the burden of illness in the relevant groups of patients as detailed in submissions. This additional data 
needs to be considered by the Appraisal Committees. 

Merck Serono Main = 
Question 1 
-- Other = 

Partially. Merck Serono welcomes the effort by NICE to reflect this concept in a quantifiable and consistent measure. We also agree 
that using the QALY as a reasonable basis to reflect the benefits lost to patients through illness. However, we are concerned with 
the details behind its use in practice and its direct replacement of End of Life (EoL) criteria2. Oncology patients, especially the 
elderly, who could be included under the EoL principle, would not be captured fairly in this proposed modifier and so there should 
not be treated as comparable. 
 
The consultation proposes that existing end of life (EoL) criteria be excluded from the NICE Methods Guide. NICE has always 
publically supported the importance and value to patients of treatments that are proven to extend life when close to death. This is 
of major concern to Merck Serono as we believe it will be to patients. How the factors listed in 6.3.3 will be aggregated or 
disaggregated is not clear and it cannot be ruled out that exclusion of the EoL criteria could result in a lower acceptance rate of life-
prolonging therapies. Merck Serono agrees with the ABPI, therefore, that the existing EoL criteria be retained alongside the BoI 
modifier until it can be demonstrated that BoI adequately factors in EoL considerations. We support the ABPI in its call that 
whichever approach provides the highest weighting should be used for decision making purposes.  
 
Like the ABPI, Merck Serono has concerns about the extent to which the data behind the ICD-10 codes (table in consultation 
document), are detailed enough to adequately measure BoI, in particular for rare diseases. With an estimated six million people 
affected by a rare disease in the UK, and the increasing proportion of medicines for rare diseases in the pharmaceutical industry 
pipeline this is a serious limitation. 

UCB Pharma Ltd Main = 
Question 1 
-- Other = 

UCB agrees with NICE’s proposal to use the proportional QALY shortfall to measure burden of illness – a policy continuum with 
NICE’s current ‘end of life’ approach. We welcome that disease severity is to be accounted for by the burden of illness modifier. 
We do have a concern however whether the data behind the ICD-10 codes (table in consultation document) are detailed enough to 
accurately measure BOI, in particular with rare diseases. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
Question 1 
-- Other = 

The proposal in principle for the use of proportional QALY shortfall to establish burden of illness is reasonable. 
 
However the consultation document does not explain how burden of illness will be mapped against the proposed QALY weightings. 
For example, will a weighting be given to the ICER threshold that is proportional to the burden of illness? Without details about how 
the measures will be used in practice, it is impossible to gauge what effect (positive or negative) the QALY shortfall measures would 
have on the outcome an appraisal. 
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Currently it is also not clear how the EoL criteria will be mapped against the proposed QALY weighting and it still needs to be 
established if the EoL effects are equivalent when incorporated into burden of illness. 
 
Currently, fulfilment of EoL criteria allows maximum QALY weighting (threshold of £50k). If burden of illness is to replicate the 
effects of EoL, maximum weighting should be achievable through burden of illness alone. 
 
The categorisation of the ICD-10 codes which are used to establish burden of illness (as the main data source) will not be adequate 
to accurately capture the burden for many rare diseases. Thus reliance on one data source will not be sufficient and additional 
evidence submitted by manufacturers will also need to be considered. 

Roche Products 
Limited UK 

Main = 
Question 1 
-- Other = 

Yes. 
 
Roche believes that proportional QALY shortfall reasonably reflects burden of illness. This would be easy to implement into 
technology appraisals and the resultant single figure is readily comparable. Proportional QALY shortfall estimates are not 
particularly sensitive to age, which Roche feels is an appropriate position. 
 
However, proportional QALY shortfall should not be the only consideration when assessing burden of illness. For example, if 
evidence suggests other aspects of an illness such as burden to carers or productivity losses due to ill-health are important, this 
evidence should also be considered. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
Question 1 
-- Other = 

Conceptually, Janssen agrees that the proportional QALY shortfall does capture the individual burden experienced by patients, 
although Janssen has concerns that the current formula does not account for gradients of disease within subpopulations. For 
example, within prostate cancer, the quality of life of a patient will vary according to whether they are asymptomatic or 
symptomatic and at a later stage of disease; using methodology based on ICD-10 codes is therefore too simplistic. Janssen are also 
concerned that the proposed methodology discriminates against diseases of the elderly, as the QALY shortfall calculation varies with 
age. This methodology may result in more technologies being approved for younger populations. Moreover, we would request 
clarity over whether a given burden of illness weight will remain static over time. To illustrate, would a burden of illness weight for 
Hepatitis C be the same now, with numerous options and high cure rates as it was prior to the launch of protease inhibitors? As 
more and more products come to market in a given therapeutic area, does the market become more satisfied, thereby increasing 
the total QALYs gained under standard of care, reducing the proportional QALY shortfall of a new product and consequently 
lowering the willingness to pay for new innovation? If true, this is of major concern to Janssen. Lastly, Janssen believes that the 
burden of proof should lie with the manufacturer, as is the case with all evidence submitted during an appraisal process. 
Consequently, the methods guide should allow manufacturers to submit additional evidence to further refine the expected QALY 
loss at the appropriate stage of disease. 
 
Janssen also supports the ABPI position of retention of the end of life (EoL) criteria during an interim period, as it is currently unclear 
whether BoI fully encapsulates the EoL concept, how the modifiers will be aggregated and whether the approval rate for cancer 
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drugs will decline if the EoL criteria are abolished. 

Association of 
British Healthcare 
Industries 

Main = 
Question 1 
-- Other = 

We believe that it does and is fair. 

AbbVie Main = 
Question 1 
-- Other = 

AbbVie is in agreement with the ABPI response to this consultation, but would like to make some additional points and expand 
some areas discussed in the ABPI response. 
 
Yes, in principle. However, there are a couple of issues AbbVie considers need discussion and further exploration before VBA can be 
incorporated practically into the Methods of Technology Appraisals guide.  
 
1. Use of ICD codes to derive BOI scores 
 
Paragraph 23 of the Consultation Document notes that the Department of Health (DoH) has calculated the burden of illness (QALY 
shortfall) for a number of conditions from ICD codes. AbbVie is concerned that ICD codes do not delineate between the stage and 
severity of a disease, and any other factors regarding existing treatments or patient characteristics that determine the burden of the 
disease or the ability of patients to benefit from new technologies. Whilst NICE does acknowledge in Paragraph 24 of the 
Consultation Document, “the use of this data leads to a very broad level of aggregation by ICD-code (for example, all of breast 
cancer). Within diseases, there will be different levels of burden and it is important to capture this. In an actual technology 
appraisal, it will be necessary to focus on the burden of illness for the specific patient population for the drug or other product being 
appraised”, it doesn’t state how this will be captured within the proposed BOI calculations (proportional QALY shortfall) and how 
the Appraisal Committees will consistently and transparently be able to account for the differences in BOI within a disease area.  
 
For example, in the DoH original model, ankylosing spondylitis (AS; ICD code M45) is listed as having a BOI QALY loss of only 0.11 per 
person, well below diseases such as allergic rhinitis (BOI QALY loss of 0.30). However, there is a substantial difference in the health 
related quality of life, and thus BOI, between patients with AS depending on whether they have mild, moderate or severe ankylosing 
spondylitis. Table 1 illustrates the calculations for the absolute and proportional QALY shortfall by disease severity for AS. The table 
indicates that there is more than a threefold difference in the proportional QALY shortfall between mild and severe disease, which 
would have a significant impact when establishing the willingness-to-pay threshold. Particularly for example where a class of drugs 
e.g. anti-TNFs are only licensed for use in severe AS, where the burden of illness is greatest. 
 
Table 1: Example of QALY shortfall by disease severity in patients with AS 
 
 

AS disease 
state 

Age Years life 
remaining 

Life 
expectancy 

Quality of 
life with 

Quality of 
life 

Total QALYs 
with current 

Total 
QALYs 

Absolute 
QALY 

Proportional 
QALY 
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with 
current tx 

without 
condition 

current tx without 
the 
condition 

tx without 
condition 

shortfall shortfall 

Mild 45 35 80 0.85 1.00 29.75 35 5.25 0.15 

Moderate 45 35 80 0.67 1.00 23.45 35 11.55 0.33 

Severe 45 35 80 0.48 1.00 16.8 35 18.2 0.52 

 
Furthermore, ICD derived calculations for BOI do not take account of where a patient is in the treatment pathway. For example, if 
we take two patients with the same illness, the current ICD derived BOI calculation would score the patients the same. However, 
AbbVie would argue that the patient who has tried all treatment options within the disease, and whose only option remaining is 
palliation, should in theory have a higher BOI than the other patient who may only be at treatment no. 3 of 6 in the treatment 
pathway, because there are no other treatments available to ‘modify’ the disease resulting in a higher QALY shortfall. The problem 
with the current calculations of BOI is that the QALY shortfall is being calculated independently of the proposed new treatment. For 
example, in psoriasis – a mild psoriatic patient currently uses a mixture of topical creams and PUVA, and a proposed new treatment 
may be appraised by NICE as an alternative at this point in the pathway. If the patient was to worsen and no longer respond to 
topical therapy, there would be a number of options further down the treatment pathway e.g. systemic agents and biologics, all of 
which would improve the burden of illness. However, if we are considering a proposed new treatment for a patient with severe 
psoriasis who has failed topicals, systemic and biologic agents, then the burden of illness modifier should be higher than the mild 
patient, both because the disease is more severe and because there are no other treatments available to ‘modify’ the disease. Yet, if 
ICD codes and the current calculation of proportional QALY shortfall are used to calculate the BOI modifier, the mild psoriatic 
patient halfway through their treatment pathway would achieve the same BOI score as the severe psoriatic patient with no other 
option at that point than palliation.  
 
Therefore, AbbVie considers that the ICD derived burden of illness calculation may grossly underestimate the burden of illness in 
specific populations because it does not adequately capture either disease severity or the positioning of a patient within a given 
treatment pathway. AbbVie suggests that a much more granular and transparent methodology is adopted to calculate the BOI 
modifer.  
 
2. Use of EQ-5D to derive the weights for calculating the QALY and subsequent QALY shortfall (both absolute and proportional) 
 
The QALY incorporates arguably the two most important components of health - survival and health related quality of life. 
Intuitively a unit of effect that incorporates both these two aspects in such a simple construct is ideal. AbbVie considers that in this 
regard the QALY is an appropriate measure to derive the BOI and wider societal impact modifiers. However, where AbbVie has 
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concerns is around the weights used to generate the QALY. For example, when generic utility instruments like the EQ-5D have been 
used to generate utilities (the quality weighting in the QALY) in mental health conditions, analyses have shown that these 
estimations of utility are not sensitive to detect meaningful changes in a patient or carer’s quality of life, and therefore benefits of 
mental health interventions have been underestimated. In the same way, it is likely that calculating the absolute and proportional 
QALY shortfall solely from generic measures of utility like the EQ-5D will underestimate the burden and wider societal impact of a 
disease. This is particularly true for mental health conditions and also for diseases like HIV and hepatitis where the burden of the 
illness and societal impact are often associated with psychological effects such as stigma of disease, which are not particularly well 
captured by the EQ-5D. 
 
AbbVie acknowledges that NICE does intend to account for areas where HRQoL has been captured inadequately in the new 
approach, but we presume this is concerning the difference in QALY gains between treatments where there is inadequate HRQoL 
data collection from trials. AbbVie considers that the calculations of QALY shortfall for the BOI and WSI modifiers also need to be 
more flexible in the use of the weights to derive the QALY and should not be restricted to EQ-5D. 

Bayer Main = 
Question 1 
-- Other = 

Whilst we commend the broadening of the definition of value in this review proposal, we do not believe there are sufficient 
granularities in the definition of burden of illness and how proportional QALY shortfall will apply in the context of the technology 
appraisal process to be able to comment on the appropriateness. See further comments below. 

Pfizer Main = 
Question 1 
-- Other = 

Pfizer agrees that severity of disease or burden of illness (BoI) is an important consideration that is not adequately captured under 
the current HTA framework.  
 
In particular, we welcome that the addition of this modifier recognises that the value of a QALY to society may vary depending on 
the severity or the burden associated with a specific disease.  
 
In principle, Pfizer agrees that the proportional shortfall of a QALY is a reasonable proxy for BoI. However, Pfizer has some concerns 
relating to the application of a BoI modifier, and seeks clarifications as outlined below:  
 
• We believe that BoI should only be applied positively to recognise high burden of disease. More specifically, diseases that are 
associated with low BoI should not be assessed against a lower QALY threshold (i.e. expected to have an ICER of less than £20K - 
£30K to be recommended). Pfizer seeks confirmation that the BoI modifier will be applied positively in an appraisal setting.  
• Pfizer believes that it is likely that the BoI associated with a given treatment will vary substantially according to, for example, the 
sub-population or line of treatment. As such, a generic BoI per ICD code will be insufficient to capture the true BoI associated with a 
treatment. Pfizer seeks confirmation that the BoI corresponding more closely to the specific patient population being assessed will 
be considered in preference to a generic QALY shortfall per ICD10 code generated by NICE or other contracted organisations. 
Manufacturers should be permitted to submit evidence in this regard, potentially based on the economic model, and this evidence 
should be considered by the Appraisal Committee. 
 
• Pfizer disagrees with the proposal that BoI should fully replace the end-of-life (EoL) criteria. Currently, treatments that fulfil end of 
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life criteria are assessed against a QALY threshold as high as £50K. Given the already low rate of recommendations for EoL cancer 
medicines, despite the additional flexibility that these criteria offer for life extending EoL treatments, Pfizer is concerned that full 
replacement of the EoL modifier with BoI may have unintended and detrimental consequences on NICE recommendations of 
oncology treatments. Pfizer requests that the consideration of EoL criteria is retained in addition to the incorporation of the new BoI 
modifier and to ensure that EoL treatments are not penalised in the new system. 
BoI is expected to capture unmet clinical need as the lack of alternative treatments is likely to lead to large health loss (total QALYs 
lost with best practice). However, due to the known QALY limitations, it is expected that the QALY proportional shortfall will be 
unable to capture certain elements of burden of disease. Pfizer believes that this burden of disease should be captured through 
other factors (for example, impact on non-health related quality of life, the innovative nature of the technology etc). 
 
Pfizer notes that the use of absolute and proportional shortfall will only raise the applicable approval threshold above £20,000-
£30,000 per QALY if they are greater than the values of such shortfalls for displaced treatments. It is not clearly stated in the current 
consultation which values will be adopted by NICE. Until this is clarified it is not possible to confirm whether the approaches 
proposed for the use of absolute and proportional shortfall are acceptable. 

Boehringer 
Ingelheim 

Main = 
Question 1 
-- Other = 

Boehringer Ingelheim partially supports the use of proportional QALY shortfall to reflect burden of illness (BoI). Boehringer 
Ingelheim takes issue that existing end of life (EoL) criteria will be excluded from the NICE Methods Guide, and that it is not clear 
that the proposed BoI modifier will adequately capture the benefits of existing EoL criteria.  
 
Each of the proposed modifiers should be considered individually and should each be associated with a weight. Boehringer 
Ingelheim takes issue with the maximum weight of all modifiers being limited to 2.5, however under this premise, meeting the BoI 
criteria alone should allow the maximum weighting to be applied i.e., a health technology which would otherwise meet the EoL 
criteria for a £50,000 QALY threshold, but which fails to meet the criteria for other modifiers, is still able to achieve the £50,000 
QALY threshold under the BoI criteria. 
 
Further information and guidance is required on how the proposed modifiers should be interpreted and how modifiers may be 
accrued e.g., if time preference is incorporated and discounting is applied. 

Bristol-Myers 
Squibb 
Pharmaceuticals 
Limited 

Main = 
Question 1 
-- Other = 

No.  
The current proposal is not clear on whether the true burden of illness will be will be assessed, especially in subpopulations, e.g. in 
different fibrosis stages and genotypes in hepatitis C, or in treatment naive and previously treated patients.  
 
BMS therefore proposes the use of an alternative measure of ‘burden of illness’, as outlined under question 3. 
 
Additionally, BMS proposes that the existing ‘end-of-life criteria’ are retained alongside considerations of burden of illness until such 
time as it can be established that the effects are equivalent. This is because application of the ‘end-of-life criteria’ is currently 
mandatory and its replacement by a discretionary measure risks a lower rate of patient access to ‘end-of-life’ medicines than with 
the current approach. This needs to be fully evaluated during the review of VBA arrangements which ABPI have proposed. 
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Baxter Healthcare 
Ltd. 

Main = 
Question 1 
-- Other = 

Thank you very much for giving us the opportunity to express our views on the proposal for Value Based Assessment (VBA). 
 
We feel that elements of the proposal would differentiate between conditions that have significant unmet need and patient groups 
who could benefit from innovative technologies. We, therefore, agree with the ABPI’s views on:  
 
1- The use of proportional shortfall to measure the burden of illness (BoI) as it appears to capture the severity of a condition prior to 
the introduction of a new medicine under appraisal. 

Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
Question 1 
-- Other = 

Partially. 
ABPI is generally supportive of the use of proportional shortfall to measure burden of illness (BoI) as it captures the severity of a 
condition prior to the introduction of a medicine under appraisal. Because it “concentrates on the fraction of QALYs that people lose 
relative to their remaining life expectancy” (Stolk et al. 2004), it has the advantage of appropriately recognising severity of illness in 
elderly populations. 
 
In principle, proportional shortfall should capture unmet clinical need as the lack of alternative treatments is likely to lead to large 
health loss (total QALYs lost with best practice). However, when the QALY is unable to capture certain elements of benefit to the 
patient (such as healthcare-process-related aspects), they should be captured through other factors (for example, the innovative 
nature of the technology). 
 
The consultation proposes that existing end of life (EoL) criteria will be excluded from the NICE Methods Guide. Although 
treatments that would otherwise meet the EoL criteria are likely to receive a high proportional shortfall score, uncertainty regarding 
the way all the factors listed in 6.3.3 will be aggregated raises concerns over the possibility that exclusion of the EoL criteria could 
result in a lower acceptance rate of life-extending, EoL treatments. This is unacceptable to the pharmaceutical industry and will, no 
doubt, be unacceptable to patients. For example, elderly patient populations meeting the previous EoL criteria are likely to score 
well for proportional shortfall but relatively poorly for absolute shortfall. If high scores on both measures are required to gain 
approval towards the top of the threshold range then EoL medicines for elderly populations are likely to do better under the existing 
EoL criteria than under the proposed system. 
 
On the assumption that the existing EoL weightings/uplift are mapped solely as a function of BoI in the new system, to exactly 
replicate the effect of these criteria, and thus not negatively impact the assessment of these medicines within a new system, a large 
QALY weighting needs to be wholly allocable across BoI alone as a single factor. 
 
ABPI strongly recommends that the existing EoL criteria are retained (although not cumulatively) alongside considerations of BoI 
measured through proportionate QALY shortfall until such time as it can be established that the effects are equivalent. This is in 
order to ensure that we do not see a lower rate of patient access to EoL medicines than with the current approach. This needs to be 
fully evaluated during the review of VBA arrangements which we have proposed. 
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ABPI proposes that whichever approach provides the highest weighting should be used for decision making purposes. 
We also note that the level of granularity of the ICD-10 codes, which are used to establish BoI, will not be adequate to accurately 
capture the burden for many rare diseases. Additional evidence on specific patient populations submitted by manufacturers will 
also need to be considered. 

Ferring 
Pharmaceuticals 
Ltd. 

Main = 
Question 1 
-- Other = 

There are existing limitations in the use of QALYs as measures of health outcomes. Therefore, Ferring believes there is uncertainty 
surrounding how VBA would be carried out for short term acute care, such as in obstetrics, in which QALY gains may be modest and 
experienced over a short period.  
 
In such cases, it is currently not clear what evidence may be provided to demonstrate additional benefit not adequately captured by 
QALY’s (e.g. patient experience, which is of utmost importance in obstetrics). 

American 
Pharmaceutical 
Group (APG) 

Main = 
Question 1 
-- Other = 

The APG believes the methodology used to calculate BoI is appropriate to a degree in that in principle it should capture the severity 
of a condition before treatment commences. However there is still a lack of clarity about how BoI will work in practice, particularly 
in terms of how a value will be assigned. 
 
We would also urge NICE to consider wider benefits which the QALY is unable to capture such as the innovative nature of the 
treatment. 

Takeda UK Ltd Main = 
Question 1 
-- Other = 

TAKEDA UK is supportive of the use of proportional shortfall to measure burden of illness (BoI) as it captures the severity of a 
condition prior to the introduction of a medicine under appraisal. Because it “concentrates on the fraction of QALYs that people lose 
relative to their remaining life expectancy” (Stolk et al. 2004), it has the advantage of appropriately recognising severity of illness in 
elderly populations. 
 
In principle, proportional shortfall should capture unmet clinical need as the lack of alternative treatments is likely to lead to large 
health loss (total QALYs lost with best practice). However, when the QALY is unable to capture certain elements of benefit to the 
patient (such as healthcare-process-related aspects), they should be captured through other factors (for example, the innovative 
nature of the technology). 
 
The consultation proposes that existing end of life (EoL) criteria will be excluded from the NICE Methods Guide. Although 
treatments that would otherwise meet the EoL criteria are likely to receive a high proportional shortfall score, uncertainty regarding 
the way all the factors listed in 6.3.3 will be aggregated raises concerns over the possibility that exclusion of the EoL criteria could 
result in a lower acceptance rate of life-extending, EoL treatments. This is unacceptable to the pharmaceutical industry and will, no 
doubt, be unacceptable to patients. For example, elderly patient populations meeting the previous EoL criteria are likely to score 
well for proportional shortfall but relatively poorly for absolute shortfall. If high scores on both measures are required to gain 
approval towards the top of the threshold range then EoL medicines for elderly populations are likely to do better under the existing 
EoL criteria than under the proposed system. 
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On the assumption that the existing EoL weightings/uplift are mapped solely as a function of BoI in the new system, to exactly 
replicate the effect of these criteria, and thus not negatively impact the assessment of these medicines within a new system, a large 
QALY weighting needs to be wholly allocable across BoI alone as a single factor.  
 
TAKEDA UK supports the ABPI recommendation that the existing EoL criteria are retained (although not cumulatively) alongside 
considerations of BoI measured through proportionate QALY shortfall until such time as it can be established that the effects are 
equivalent. This is in order to ensure that we do not see a lower rate of patient access to EoL medicines than with the current 
approach. This needs to be fully evaluated during the review of VBA arrangements which we have proposed. 
 
TAKEDA UK supports the proposal that whichever approach provides the highest weighting should be used for decision making 
purposes.  
We also note that the level of granularity of the ICD-10 codes, which are used to establish BoI, will not be adequate to accurately 
capture the burden for many rare diseases. Additional evidence on specific patient populations submitted by manufacturers will 
also need to be considered. 

Office of Health 
Economics 

Main = 
Question 1 
-- Other = 

Proportional QALY shortfall is an appropriate reflection of burden of illness (BoI) to the extent that health-related quality of life can 
be captured by the EQ-5D. However, without further information on how the proportional shortfall “score” of each product will be 
mapped to the corresponding cost-effectiveness threshold, it is not possible to determine how using this measure will affect HTA 
decision-making process in practice. We note that the EQ-5D instrument has limitations and does not in all cases permit detection of 
all relevant gains in health related quality of life; for example improvements related to the functioning of sight and hearing. To 
reflect burden of illness fully requires acknowledgement of proportional shortfall in all relevant aspects of health status. 
 
There is also ambiguity surrounding the extent to which BoI will replicate the effects of the current end-of-life EoL) protocol, 
assuming that this is NICE’s intention. It is likely that products that would meet the current EoL criteria would have relatively high 
proportional shortfalls, but there is not enough information to determine whether the results of applying proportional QALY 
shortfall would be equivalent. 

ThromboGenics 
N.V. 

Main = 
Question 1 
-- Other = 

• Whilst we welcome the inclusion of measures to reflect the burden of illness (BOI) and the wider societal impact (WSI) of a 
condition in principle, we are concerned that the approach being suggested only serves to reinforce National Institute for Health 
and Care Excellence (NICE’s) reliance on the quality-adjusted life year (QALY) as a measure of health outcomes. This runs counter to 
the principles of the 2014 Pharmaceutical Price Regulation Scheme (PPRS), which effectively removed the right of NICE to deny 
patients access to treatments primarily on grounds of their (lack of) cost-effectiveness. By effectively capping the cost of branded 
medicines in the UK and thus removing the barrier of cost-effectiveness, the PPRS ensures that the NHS will not have to pay for the 
any further costs of making treatment available. However, this hasn’t been recognised in NICE’s value-based assessment (VBA) 
proposal as they seem to have established a cap of £50,000 per QALY when all modifiers have been applied. The reality will mean 
the £50,000 cap is likely to be lower as most treatments won’t score highly on all modifiers. NICE should consider removing the 
£50,000 cap as for the next five years the PPRS is effectively capping the overall cost of branded medicines.  
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• There is a significant body of literature and opinion suggesting that cancer medicines, and other medicines for some of the rarer 
conditions, are poorly-served by existing NICE technology appraisal methods, and by the QALY in particular. We are concerned, 
therefore, that using the QALY (applying both the absolute and proportionate criteria) as measures or proxy measures for these two 
modifiers could result in fewer medicines for these rare and specialist conditions being approved by NICE, rather than more. 
 
• We note that the QALY shortfall has been calculated from a University of York reference dataset, based on ICD-10. We would like 
to make three points: (i) not every indication or condition has an ICD-10 code; (ii) What will be the process and timescale for 
updating the reference dataset; and (iii) in a Technology Appraisal, it will be necessary to focus on the BOI for a specific patient 
population for the treatment being appraised and within its licensed indication, and not a generic ICD-10 code. 

Napp 
Pharmaceuticals 
Limited 

Main = 
Question 1 
-- Other = 

See ABPI response. 

Sanofi Pasteur MSD Main = 
Question 1 
-- Other = 

In principle, proportional QALY shortfall appears to be an appropriate proxy for burden of illness. However, there must be clear 
guidance on evidence requirements. This is particularly important in the case of public health and preventative measures, where 
multiple strains of a pathogen might have different effects, or where a preventative measure such as vaccination protects against 
multiple disease outcomes caused by the same pathogen. We do not believe that the current proposed changes to the Guide to the 
Methods of Technology Appraisal provide adequate guidance on these key imperatives. In the case of preventative interventions, 
concern has also been raised over whether 'moment of intervention' is the appropriate and fair starting point for the proportional 
QALY shortfall calculation. More generally, it is concerning that the VBA consultation so far has not explicitly accounted for 
preventative healthcare interventions such as vaccination. This is despite the fact that the Joint Committee on Vaccination and 
Immunisation (JCVI) utilises and follows the NICE Guide to the Methods of Technology Appraisal. Thus, any change to the NICE 
Reference Case reflecting VBA will also affect, in theory, the economic evaluation of vaccines. This is a matter that has yet to be 
satisfactorily addressed. 

Lilly UK Main = 
Question 1 
-- Other = 

Yes, but clarity is required on how the burden of illness (BoI) will translate into a higher cost-effectiveness threshold. We believe 
that the End of Life (EoL) criteria must also be retained alongside, as it is not clear that the new methods will adequately reflect the 
BoI in end of life conditions. It is essential to ensure that adoption of these new methods do not prevent access to treatments for 
patients at the end of their life.  
 
The method for calculating BoI is relatively straightforward and benefits from drawing primarily on the work which is already 
required during the HTA process. However, it is important to recognise that the proportionate QALY will suffer from the same, well-
known methodological challenges associated with the QALY (i.e. lack of condition-specific sensitivity, difficulty in ethically assessing 
quality of life for terminally ill patients, to name but two). The proposed changes to the methods guide and worked examples fail to 
address a number of issues relating to the calculation methods such as the appropriate use of discounting. To be able to implement 
the proposed changes manufacturers must be given detailed guidance in calculating the absolute and proportionate QALY shortfall. 
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We urge clarity on how exactly proportionate QALY shortfall will translate into an increased threshold for higher BoI conditions. This 
is key to increasing transparency and predictability for patients, the public and manufacturers. It is only once this information is 
known, that we can give an informed position on the ability of BoI to fulfil its intended purpose: increasing access to medicines for 
those with the greatest disease burden.  
 
Lilly agree with the ABPI that the removal of the current EoL criteria and replacement with the BoI measure is not recommended as 
it is unclear at present that the BoI will serve as an appropriate replacement for EoL. The EoL criteria should therefore be retained 
until a formal assessment can be made as to whether the BoI system is robust enough to serve as a replacement for this crucial 
mechanism, which provides life extending medicines to patients at the very end of their lives. 

Eisai Ltd Main = 
Question 1 
-- Other = 

The proposal for the use of proportional QALY shortfall to establish burden of illness is reasonable but the consultation document 
does not explain how burden of illness will be mapped against the proposed QALY weightings. For example, will a weighting be 
given to the ICER threshold that is proportional to the burden of illness? Without details about how the measures will be used in 
practice, it is impossible to gauge what effect (positive or negative) the QALY shortfall measures would have on the outcome an 
appraisal. 
 
Currently it is also not clear how the EOL criteria will be mapped against the proposed QALY weighting and it still needs to be 
established if the EOL effects are equivalent when incorporated into burden of illness. 
 
Currently, fulfilment of EoL criteria allows maximum QALY weighting (threshold of £50k). If burden of illness is to replicate the 
effects of EoL, maximum weighting should be achievable through burden of illness alone. 
 
The categorisation of the ICD-10 codes which are used to establish burden of illness (as the main data source) will not be adequate 
to accurately capture the burden for many rare diseases within each category. Thus reliance on one data sources will not be 
sufficient and additional evidence submitted by manufacturers will also need to be considered. 

Celgene Ltd Main = 
Question 1 
-- Other = 

Partially. 
 
Proportional QALY shortfall is an appropriate measure of disease severity in terms of health impact, when the condition tends to 
affect older patients (eg; many life-threatening cancers). 
 
However, it will be important to ensure that the QALY weightings for burden-of-illness (BoI) are sufficiently strong, eg; equivalent to 
current weightings for NICE’s existing end-of-life (EoL) policy, which has significantly impacted approval rates for new medicines that 
can address this aspect of disease severity. 
 
Also, there are wider aspects of ‘burden’ that are not captured by proportional QALY shortfall and which therefore need to be 
accounted for by other components of VBA. These other considerations are outlined in the points below, but include: 
- Health impact of conditions that are longer-term and affect younger patients 
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- Non-health impact on patients and their carers or dependents 
- Impact on society, and associated policy objectives of the NHS 

Siemens plc 
Healthcare Sector 

Main = 
Question 1 
-- Other = 

Proportional QALY shortfall does appear to accurately represent the burden of illness encountered by the patient. Since the 
measure accounts for the impact of the illness, quantifiable in QALYs, and relative to the realistic life expectancy of the patient, the 
ratio produced takes a holistic view of the treatment in relation to the patient’s overall expected health. This contextual view 
somewhat mitigates the risk of simplifying the decision to purely account for the size of the absolute figure.  
 
With emerging new tests and techniques enabling earlier diagnosis and therefore completely different treatment pathways, the 
calculations for reflecting burden of illness should be continuously reviewed as to appropriateness. We would therefore recommend 
regular reviews of the methodology by which the QALY shortfall is calculated, including analysis of specific cases where the validity 
of the methods can be evaluated. 
 
The following article is a useful point of reference for the impacts of earlier diagnosis: 
http://www.axrem.org.uk/Early_diagnosis.pdf 

AstraZeneca Main = 
Question 1 
-- Other = 

AstraZeneca supports the ABPI response to this question. 

Lay Member - 
Committee D 

Main = 
Question 1 
-- Other = 

Partially. 
 
Whilst proportionate QALY shortfall is a possible indicator for burden of illness, I would guard against it being given undue weight 
for the following reasons. 
 
There is little or no reasoning in the document to underpin the burden of illness positive weighting. There is some evidence from 
surveys that people favour it, but it is not clear that surveyed individuals understood the point I make below. Furthermore, surveys 
are not a reliable basis for policy, and there is no explanation as to why the NICE Citizens Jury was not consulted. Additionally, some 
normative account is needed to underpin the use of burden of illness. In other words, a convincing justification as to why it is fair to 
give additional weight to people who suffer a high burden of illness. 
 
QALYs already take account of burden of illness to a significant extent, and this point is not made clear in the document. For 
example, someone suffering only from a long-term headache might have a Quality of Life score of 0.95. They have a low burden of 
illness and this is captured by this high quality of life score which reduces their potential for anything other than a small QALY health 
gain. A person suffering from psychosis has a higher burden of illness and lower quality of life and thus greater potential for QALY 
gain.  
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Nevertheless, it may still be fair to add further weight the sufferer of psychoses in preference to the sufferer of headaches – this was 
the public reaction to the first widespread use of QALYs in Oregon.[1] However, it should take account of the point I make above – 
justifying a lower burden of illness weighting. The higher the BoI ratio, the greater the risk that relatively ineffective medicines for 
very ill people will be approved. 
 
[1] Hadorn DC. The Oregon priority-setting exercise: quality of life and public policy. The Hastings Center Report. 1991;21(3):11-6. 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 
Question 1 
-- Other = 

As the question of whether length of live and severity of disease can be understood as mutually exchangeable characteristics of a 
disease it remains debatable whether proportional QALY shortfall does fully reflect burden of illness. 

Individual  Main = 
Question 1 
-- Other = 

Partially – it is an excellent way to reflect the severity of a disease, and sidesteps some of the major issues with the ‘end of life’ 
approach. Namely the (arbitrary) 3 month cutoff, which was more difficult to achieve in examples when patient’s life expectancy is 
extremely short (and less impressive than it seemed when a patient’s life expectancy was around the two year mark) 
 
However the consultation document does not seem to request that manufacturers show the reduction in burden their treatment 
will give. This is also an important part of the calculations; whilst there are many conditions with a high unmet need, it does not 
necessarily follow that a treatment should be approved just because it exists – to quality for special treatment it should also 
substantially reduce the burden. 

Healthcare 
Improvement 
Scotland 

Main = 
Question 1 
-- Other = 

This is a reasonable mechanism for capturing burden of illness. It does allow inclusion of end of life considerations to be taken into 
account but we note that it may be less useful in comparing large burdens in young people with small absolute burdens in older 
people at the end of their lives. However, if absolute shortfall is also to be included in considerations via wider societal impact any 
concerns around this are lessened. This also has the advantage that the burden of illness modifiers can apply to a broader range of 
medicines than end of life or cancer medicines (e.g. could take account of long term chronic conditions with large burdens. We note 
that it would be important to ensure that sufficiently robust data are available to generate these estimates and at levels sufficiently 
refined to reflect burdens within specific conditions/ patient sub-groups. 

All Wales 
Therapeutics and 
Toxicology Centre 

Main = 
Question 1 
-- Other = 

The proportional QALY shortfall is proposed as the basis for adjusting QALYs for burden of illness (severity). It is calculated as the 
lifetime QALY loss to a person from having a disease/condition managed with existing treatments, divided by the total expected 
(age- and sex-matched) lifetime QALYs without the condition. 
 
This adjustment is based on empirical evidence that society places higher values on QALYs gained by individuals with serious 
conditions (otherwise labelled as having a high ‘burden of illness’). The empirical evidence supporting the higher weighing for severe 
conditions counters the notion that a “QALY is a QALY is a QALY”, and adjustments that account for differential burden of illness, is a 
welcomed addition. 
 
There are a number of potential ways to represent disease severity, ranging from quality of life at the point at which the new 
treatment is to be used, to life expectancy, and quality -adjusted life expectancy. The proposed definition is the total amount of 
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future health lost for people with a condition, measured in QALYs. The relative merits of considering one approach instead of 
another has not been explored sufficiently, but considering this on a proportionate basis works to negate the effect of age on life 
prospects, which would otherwise result if absolute QALY shortfall were used as a proxy for burden of illness. 
 
The proportional QALY shortfall will invariably increase as people approach the end of life, enabling it to be linked to higher weights 
for end of life treatments, as currently implemented. 
 
It seems that the proposal is for the numerator of the calculation for estimating the burden of illness to be based on ICD codes, an 
untried and untested method which will invariably be poorly reflective of the licensed indication of any new treatment. A better 
approach for estimating the lifetime QALYs for patients with a given condition managed with current standard of care would be to 
calculate this in the same way as the comparator-group component of the denominator of the incremental cost-effectiveness ratio. 
While this is often challenging, prone to bias and considerable uncertainty, it is an accepted (and necessary) approach for calculating 
QALY gains generated by new treatments. 
 
The high reliance on the QALY measure – for calculating the ICER, burden of illness and societal impact – will result in the same 
parameter being in many contexts, which will lead to double counting (or cancelling): All else being equal, an ICER will increase as 
total QALYs in the comparator group increase. A larger QALY in the comparator group equates to a lower proportional QALY 
shortfall, meaning there will be less weighting for burden of illness. 
 
The total expected lifetime QALYs of the general population, should be based on the EQ -5D population norms, adjusted by life 
expectancy of the general population. For highly prevalent conditions, the impact of double counting may become apparent as QALY 
shortfalls for such diseases will constitute a sizeable component of population norms. Further methodological consideration is 
warranted in this respect. It is important that the correct population norms are used – whether English, England & Wales, or UK. 
Data are sparse outside of England, and may justify further empirical data collection. 
 
With respect to the AWMSG appraisal methods, there already exists mechanisms to place additional weighting on QALYs gained in 
serious conditions: “Above a most plausible ICER of £20,000 per QALY gained, judgements about the acceptability of the medicine as 
an effective use of NHS resources will specifically take account of the following factors:…… The particular features of the condition 
and population receiving the medicine. AWMSG considers the underlying severity of the illness, in terms of baseline HRQL and 
prognosis. AWMSG also recognises society’s priority for the expensive relief of a very serious condition over the relatively 
inexpensive relief of a mild discomfort (which may be calculated to give an equivalent ICER).” 
 
The AWTTC cautiously welcomes the proportional QALY shortfall approach as a proxy for burden of illness. It goes a long way to 
providing a sensible measure and has the benefit of not being ageist; however, further consideration of how the concept is to be 
implemented is warranted. 

NCC - Mental Main = I think both proportional and absolute QALY shortfall reflect burden of illness. 
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Health Question 1 

-- Other = 
Consultant in 
Public Health 

Main = 
Question 1 
-- Other = 

The QALY is a cornerstone of the NICE TAGs. The concept of the QALY is not difficult to grasp and is widely used in healthcare 
commissioning decision making, such as in the annual priority setting for NHS commissioners. The QALY is a feature of triaging tools, 
such as the Portsmouth Scorecard, which are used to rank potential healthcare investments. The QALY does however have some 
limitations and the calculations of QALYs may require extrapolation from other circumstances. Using it as the proxy for Burden of 
Illness and Wider Social Impact, in addition to forming the basis for the incremental cost effectiveness ratio, means that it features 
three times in the decision making process. Any biases or inaccuracies from assessments of particular QALYs are amplified 

12 GM CCGs Main = 
Question 1 
-- Other = 

GMMMG sees that this the desired purpose of this, but is often a subjective, or biased, analysis of burden of illness, due to different 
societal and medical weightings of disease e.g. a disease influenced by a poor lifestyle having a lower ‘value’ vs a ‘blameless’ one of 
organic cause.  
We are unclear of the objectivity of this method, given the shortfalls identified within this consultation document, due to the 
aggregation of ICD-10 codes.  
TAs are often assessing treatments for specific sub-types off illness/ disease, NOT this wider definition. Has sensitivity analysis been 
carried out on this wider proxy? 

Genetic Alliance UK Main = 
Question 1 
-- Other = 

Quality Adjusted Life Years (QALYs) are well known to form the corner stone of NICE appraisals [1]. While Genetic Alliance UK 
recognises that QALYs can provide a useful indicator of an individual’s anticipated health gain following a medical intervention, we 
have concerns about how QALYs are calculated, and the weight they carry in NICE technology appraisals. The extension of the 
application of QALYs to measure both BoI and WSI as part of VBA magnifies these concerns.  
 
We would also like to note a concerning lack of transparency with the reporting of QALY calculations and would highlight the 
inherent issue that exists with a system that relies heavily on QALYs but fails to communicate their calculated value or method of 
calculation predictably, consistently or transparently, even once a final decision is made.  
 
The Terms of Reference for value-based assessment (VBA) gave NICE a mandate to broaden the scope of its consideration of a 
medicine’s value. To achieve this, NICE would have needed to take the opportunity to develop an innovative methodology able to 
take account of new evidence, including qualitative data. The VBA framework proposed by NICE falls short of this mandate, being no 
more than a formalisation of their existing practice. It does not consider any new evidence and fails to reflect the spectrum of 
treatment benefits that matter to patients. 
 
Specific concerns with BoI  
As noted in the consultation document, research commissioned by the Department of Health showed that members of the public 
considered it a high priority to provide treatment for people with a large burden of illness. In light of this, Genetic Alliance UK 
considers it vital that BoI is captured effectively and comprehensively so as to ensure this priority can be reflected in decisions made 
by NICE. ‘Absolute QALY shortfall’ is insufficient for this purpose. 
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Absolute QALY shortfall measures the length and quality of life lost by a patient as a result of their condition compared to an 
individual of equivalent age and sex. Absolute shortfall is measured from the proposed point of intervention with the medicine 
being appraised. Calculating BoI from this point may disadvantage those conditions that have delayed diagnosis or that would have 
improved diagnosis if a treatment were made available.  
 
Genetic Alliance UK also has concerns about the proposed use of ICD-10 codes in BoI calculations. In line with the UK Strategy for 
Rare Diseases (2013) [2], we would urge the adoption of ICD-11 and/ or other coding systems that are better able to capture burden 
of illness for rare diseases at the earliest date possible.  
 
QALY calculations are unable to capture many of the factors that are relevant to the determination of a patient’s perspective of 
their burden of illness. For example, it is clear that a patient who has to receive weekly infusions in hospital as part of their 
treatment would have a significantly reduced burden of illness if a new treatment could be administered at home or taken orally. 
The importance of patient experience as a component of burden of illness is not going to be visible in NICE’s current VBA proposal.  
 
Within the BoI modifier, Genetic Alliance UK would also welcome consideration of a condition’s rarity and the degree of unmet 
medical need. Disease rarity is often associated with lack of information about the condition, poor patient support from the health 
service, little consensus on appropriate treatments and few effective interventions. This can be compounded by heterogeneity 
within a patient population or an incomplete understanding of a condition’s natural history or prognosis [3]. The associated 
isolation, anxiety and uncertainty can contribute to a patient’s perspective of their burden of illness.  
 
In the NICE proposals, BoI will replace the current End of Life (EoL) consideration on the basis that patients that could receive a new 
treatment near the end of their life are likely to be associated with high absolute QALY shortfall values (BoI). However, BoI and EoL 
are not equivalent as absolute QALY shortfalls (BoI) inherently attributes less value to conditions that affect primarily elderly 
patients, while EoL is applied independent of age. Genetic Alliance UK does not see the need for EoL to be replaced and would like 
NICE to consider implementing a system that captures BoI (including the factors outlined in the preceding two paragraphs) 
alongside the application of EoL, where relevant. 
 
[1] H. Dakin et al., The influence of cost-effectiveness and other factors on NICE decisions. Office of Health Economics, November 
2013, available at: www.ohe.org/publications/article/factors-influencing-nice-decisions-136.cfm 
[2] UK Strategy for Rare Diseases. Department of Health, published November 2013, available at: 
www.gov.uk/government/uploads/system/uploads/attachment_data/file/260562/UK_Strategy_for_Rare_Diseases.pdf 
[3] Experiences of Rare Diseases: An Insight from Patients and Families. Rare Disease UK, December 2010, available at: 
www.raredisease.org.uk/documents/RDUK-Family-Report.pdf 

Multiple Sclerosis 
Trust 

Main = 
Question 1 

No. 
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-- Other = In principle, the MS Trust supports a change in methodology that weights burden of illness as a societal cost against criteria 

primarily focused on end of life. However, the new methodology being proffered remains a burden of illness model at heart, with a 
few modifiers. As such, it does not truly take into account the societal cost of a condition. 

Specialised 
Healthcare Alliance 
(SHCA) 

Main = 
Question 1 
-- Other = 

While the Alliance supports the substitution of burden of illness for end of life criteria, the consultation document does not provide 
sufficient detail on how proportional QALY shortfall will be weighted to determine whether it will be an effective addition to 
appraisal methodologies.  
 
In the meantime, the Alliance is concerned that existing cost effectiveness criteria will continue to dominate appraisals. In principle, 
however, we are satisfied that proportional QALY shortfall could be an adequate proxy measure for burden of illness. 

Rarer Cancers 
Foundation 

Main = 
Question 1 
-- Other = 

We recognise that proportional QALY shortfall can be used to estimate the burden of illness. However, we note that NICE intends to 
only, “when all modifiers apply.” Given this, we are concerned that severe disease will in effect be deprioritised by the new system. 
 
Our concerns are exacerbated by the intention to abolish the End of Life Criteria, which have led to 12 treatments being 
recommended by NICE, benefitting over 12,800 patients per year (1). NICE has yet to provide any assurance that these treatments 
would have been recommended under the VBA proposals. As an absolute minimum, NICE needs to publish an assessment of the 
impact of the abolition of the Criteria and the introduction of proportional QALY shortfall, including setting out for which treatments 
the appraisal determination would have changed. 
 
We note that: 
 
• Stakeholders have in the past expressed concern about whether appraisal processes accurately reflect the impact of treatments 
used near the end of life (2) 
• The Scottish Medicines Consortium (SMC) is adopting a tailored approach to appraising medicines used near the end offe (3) 
• The terms of reference provided by the Department of Health to NICE for VBA suggest that NICE should “encompass the 
differential valuation of ‘End of Life’ treatments in the current approach within the system of Burden of Illness weights.” (4) It also 
runs counter to the reforms being adopted by the Scottish Medicines Consortium, whereby a tailored approach is being adopted for 
medicines used near the end of life 
 
Given this, our preferred option would be that, far from being abolished, the End of Life Criteria should be retained and reformed. 
 
We propose the following changes: 
 
• Life expectancy – the 24 month maximum threshold should be reviewed in line with the position adopted by the SMC 
• Minimum life extension – greater flexibility should be allowed, in order to reflect what matters to patients. For example, weight 
should be given to the proportion of patients reaching survival landmarks (the proportion of patients alive one, three and five years 
after beginning the treatment). Equally, the criterion should reflect relative health gain (as indeed other aspects of VBA will do), 
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recognising that two months life extension for a very poor prognosis cancer could be more significant than four months for a better 
prognosis condition 
• Small patient population – we believe that this criterion no longer reflects the realities of modern cancer treatment, where a drug 
may be licensed for one type of cancer and subsequently be developed for others. We are concerned that the cumulative patient 
population criterion may act as a disincentive to developing subsequent indications for often rare cancers. We suggest that the 
cumulative element of this should be removed 
 
(1) RCF analysis of information published in the House of Commons Library, March 2014 
(2) Department of Health, Improving access to medicines for NHS patients, November 2008 
(3) Scottish Medicines Consortium, Assessment of medicines for end of life care and very rare conditions (orphan and ultra-orphan 
medicines) in Scotland: Report for the Cabinet Secretary for Health and Wellbeing, December 2013, paragraph 4.1  
(4) NICE, Board Item 4: Value Based Assessment of Health Technologies, January 2014, Appendix 2 

Target Ovarian 
Cancer 

Main = 
Question 1 
-- Other = 

No. Target Ovarian Cancer is concerned that the abolition of the end of life criteria will, in practice, lead to fewer rather than more 
patients benefitting from innovative treatments. 6,400 women are diagnosed with ovarian cancer each year in England, Wales and 
Northern Ireland. There have been no new life-extending treatments approved in over 30 years and the five-year relative survival 
rate is just 43%. We believe that any new methods for appraising technology should give greater and not less access to urgently-
needed new treatments for women with ovarian cancer. We believe that the lack of clarity and specificity about the proposed use of 
the proportional QALY shortfall, together with the abolition of the end of life criteria, will further disadvantage women with ovarian 
cancer and others living with rarer cancers. We believe that the end of life criteria should be retained. If it is not retained, it will be 
vital that specific, detailed guidance is developed setting out clearly how better access will in practice be achieved under the 
proposed proportional QALY shortfall. It will also be important that stakeholders have the opportunity to comment on the revised 
guidance. 

Meningitis 
Research 
Foundation 

Main = 
Question 1 
-- Other = 

We believe in theory that QALY shortfall is an appropriate measure of burden of illness. However, we have concerns about how 
QALY shortfall will be measured in practice.  
 
NICE uses the EQ-5D as a standardised instrument for measuring health related quality of life. Importantly this instrument is not 
validated for use in children under age 11 and can be a completely meaningless measure of quality of life in very young children. The 
EQ 5D consists simply of 5 questions, in which the respondent rates whether the person affected has problems walking about, 
problems washing and dressing, problems doing their usual activities, pain or discomfort, anxiety or depression. For a child who is 
too young to walk about/wash and dress/ have ‘usual’ activities/display anxiety or depression, these questions are largely irrelevant, 
so very difficult for a parent to answer meaningfully. We are also aware of research showing that the EQ-5D is not very sensitive in 
capturing the QoL impact of some neurological sequelae of bacterial meningitis including hearing loss [1]. Therefore, if NICE’s 
standard tool for measuring QALY losses is used to calculate the QALY shortfall then the BoI of bacterial meningitis is likely to be 
severely underestimated. 
 
The consultation document refers to the use of a “reference dataset” produced by the Department of Health as a starting point for 



Responses to TA Methods Addendum Public Consultation         26 of 318 

Name & Org Sections Comments 
establishing the burden of disease for a condition. We have many reservations regarding the quality of this data and the 
appropriateness of using this to calculate BoI for given conditions, some of which have already been pointed out by NICE. For 
example: 
• The data has been constructed from numerous sources using various calculations to convert it into its current form, introducing 
considerable uncertainty surrounding its accuracy 
• It may not be sufficiently detailed and refined for the purpose of the HTA under consideration 
As a result of this we are of the opinion that stakeholders should be consulted regarding whether the calculated BoI for given 
conditions is appropriate and suitable for the HTA under consideration. We also urge NICE to look into alternatives to the EQ-5D for 
more complete and accurate quantification of QoL in children. 
 
[1]. Oostenbrink, R., A.M. HA, and M.L. Essink-Bot, The EQ-5D and the Health Utilities Index for permanent sequelae after 
meningitis: a head-to-head comparison. J Clin Epidemiol, 2002. 55(8): p. 791-9. 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
Question 1 
-- Other = 

No. 
 
Using proportional QALY shortfall to capture Burden of Illness (BoI) has some positive points in that is does not discriminate against 
older people. This is very important to RNIB because older people are more likely to experience a sight condition. In fact, one in five 
people aged 75 and over are living with sight loss.  
 
However, it is well recognised that QALYs do not represent a balanced picture of the benefits of a treatment since they are based on 
time-trade off calculations that tend to use general population views on the severity of different health states. Therefore, it seems 
inappropriate to use them in this calculation. 
 
We also feel that the BoI calculation (as proposed) is not sensitive to what matters to patients with a sight condition. For example 
the calculation does not take into account: 
• the patient's perception of BoI  
• co-morbidities which tend to affect older people 
• whether the patient has a unilateral or bilateral eye condition. This problem is unique to sight loss - if a patient has already lost 
sight in one eye and then develops a sight loss condition in the other, they could lose a substantial amount of vision and even be 
registered blind. The BoI in this scenario is vast but may not be captured in the QALY if assumptions are based around unilateral 
disease. 
• the burden placed on the patient and carer in relation to the use of current treatments. For example, with Age-related Macular 
Degeneration, patients receive intravitreal injections for their condition every four to eight weeks. This means they have to attend 
regular hospital appointments and often incur long waits at each appointment. Their carer (sometimes a family member) also has to 
give up time - even taking time off work - to help their loved one attend appointments. This burden in not sufficiently captured in 
the calculations. 

Pancreatic Cancer Main = No.  



Responses to TA Methods Addendum Public Consultation         27 of 318 

Name & Org Sections Comments 
UK Question 1 

-- Other = 
 
We have substantial concerns about how this new measure would affect the assessment of new treatments for pancreatic, and 
other, cancer patients.  
 
Firstly, we feel that there is a lack of clarity as to how the new system would be applied by committees. Without knowing how the 
scores generated from the new process would impact on a committee’s decision, it is extremely difficult to make an informed 
decision as to whether this is a process we can support.  
 
Despite the uncertainty factor, we are concerned that the removal of explicit end of life criteria leaves open the risk that end of life 
drugs will not receive the same level of consideration as they do at the present time. Whilst the current End of Life Criteria are not 
perfect they have resulted in nearly 13,000 patients benefitting from NICE decisions being based upon them up until now. The 
burden of illness element does not appear to be flexible or robust enough to guarantee that this level of end of life drug approval 
would continue, let alone deal with the wider needs and shortfall in access the Cancer Drugs Fund is providing a temporary and 
partial solution to.  
 
More generally there is a continued concern that a QALY based approach does not provide a system that will fully take into account 
the issues and factors that are of concern to cancer patients and their carers. The SMC’s decision to introduce a dedicated route to 
appraisal for End of Life and Orphan Drugs – Patient And Clinician Engagement (PACE )- is an alternative that should be looked at 
more closely by NICE. 

Breast Cancer Care Main = 
Question 1 
-- Other = 

Breast Cancer Care believes that NICE should take steps to ensure that any methodology it uses does not result in under-valuing 
treatments for terminally ill patients. We are therefore concerned with the proposal to remove the end of life criteria currently used 
by Appraisal Committees. Although a 'proportional QALY shortfall' approach to measuring burden of illness, rather than an 'absolute 
QALY shortfall' analysis, would seem to be better at acknowledging the burden of illness for patients near the end of their lives, until 
we see concrete examples of this in practice we are not confident that this will not lead to an undesirable decrease in access to 
medicines for patients at the end of their lives. We ask NICE to consider keeping the end of life criteria as an addition to the burden 
of illness weighting, and evaluate and publish the implications for patients of doing so.  
 
We cautiously welcome the use of 'proportional QALY shortfall' instead of 'absolute QALY shortfall' as being more likely to 
acknowledge the burden of illness in older age, although we remain concerned that older patients are still more likely to receive 
lower weightings and this may still be an age discriminatory method of analysis. This is a particularly relevant issue for breast cancer 
as breast cancer risk increases with age.  
 
It is important that patients' views are central to any calculation of burden of illness and it is regrettable that this consultation 
document does not present any details of how patients and patient organisations will be involved in the appraisal of burden of 
illness (i.e. how NICE's current Patient and Public Involvement Programme will be strengthened to better involve patients in 
technology appraisals) nor how patients' views on quality of life will be gathered. Patients’ views and capturing what they consider 
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to be valuable are central to producing meaningful quality of life data. We ask NICE to specify how patients and patient 
organisations will be involved and how their views will be incorporated.  
 
It is important that methods of value assessment are sensitive to different stages of disease and treatment goals. As a breast cancer 
charity, we would like to stress the importance of value assessment being inclusive of both the needs of those diagnosed with 
primary breast cancer (whose treatments aim to be curative) and the needs of those diagnosed with secondary (incurable) breast 
cancer (whose treatments aim to slow the progression of disease). In order to do this, patient-determined quality of life data must 
be obtained from both of these patient groups and representatives from both groups must be active participants in appraisal 
deliberations. It is important that the new methodology does not simply view breast cancer as ‘one disease’ and that the 
complexities of different types of primary and of secondary breast cancer are taken into account. 

Prostate Cancer UK Main = 
Question 1 
-- Other = 

No. We are concerned that there is the potential overreliance on the ability of QALYs to capture/reflect all aspects of patient 
experience. 
 
The VBA framework developed by NICE essentially reshuffles existing practice, with the inclusion of no new methodology or 
evidence.  
Our specific concerns with the current proposal include: 
 
• That there is a potential overreliance on the ability of QALYs to capture/reflect all aspects of patient experience. For example, 
patient experience is an important component of a patient’s perspective of their burden of illness. The difference between receiving 
painful injections in hospital every week compared to the reduced burden that would be experienced if a treatment involved taking 
a pill once a day in the comfort of a patient’s own home reveals the critical relevance of this type of information to determining true 
burden of illness from a patient’s perspective. This would not be captured by the current proposal for calculating Burden of Illness 
(BoI). 
• We are concerned that specific removal of the End of life (EoL) criteria may not in future lead to NICE approving drugs such as 
abiraterone and enzalutamide.  
• That even when using proportional QALY shortfall (rather than absolute QALY shortfall) this inherently attributes less weight to 
those conditions that affect primarily elderly patients. We do not see BoI and EoL as equivalent and would like to see burden of 
illness captured and valued alongside ,rather than instead of, EoL, where appropriate.  
• Calculating burden of illness from the point at which an intervention would be used may disadvantage those conditions, such as 
prostate cancer that have delayed diagnosis or where diagnosis may be improved if a treatment were to become available. 
 
QALYs already form the cornerstone for NICE appraisals and therefore any dissatisfaction with the importance of them, or how they 
are used, will be magnified by their use for measuring burden of illness. 

Patients Involved in 
NICE (PIN) 

Main = 
Question 1 
-- Other = 

No. We are concerned that there is the potential overreliance on the ability of QALYs to capture/reflect all aspects of patient 
experience. 
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While offering NICE an opportunity to take a broader view of a medicine’s value, we recognise that the Terms of Reference for VBA 
given by the Department of Health was restrictive. However, the VBA framework developed by NICE essentially reshuffles existing 
practice, with the inclusion of no new methodology or evidence which may have made a fuller use of this opportunity. . 
 
Our specific concerns with the current proposal include: 
 
• That there is a potential overreliance on the ability of QALYs to capture/reflect all aspects of patient experience. For example, 
patient experience is an important component of a patient’s perspective of their burden of illness. The difference between receiving 
painful injections in hospital every week compared to the reduced burden that would be experienced if a treatment involved taking 
a pill once a day in the comfort of a patient’s own home reveals the critical relevance of this type of information to determining true 
burden of illness from a patient’s perspective. This would not be captured by the current proposal for calculating Burden of Illness 
(BoI). 
• That even when using proportional QALY shortfall (rather than absolute QALY shortfall), this measure inherently attributes less 
weight to those conditions that affect primarily elderly patients. We do not see BoI and End of Life (EoL) as equivalent and would 
like to examine how BoI can be captured and valued alongside, rather than instead of, EoL, where appropriate. 
• Calculating BoI from the point at which an intervention would be used may disadvantage those conditions that have a delayed 
diagnosis or where diagnosis may be improved if a treatment were to become available. 
• Calculating BoI based on the average age of the population for whom the drug is licensed, is likely to misrepresent individuals with 
conditions where the age distribution is very broad, and could potentially be very detrimental to some age groups. 
 
QALYs already form the cornerstone for NICE appraisals and therefore any dissatisfaction with the importance of them, or how they 
are used, will be magnified by their use for measuring burden of illness. It is therefore concerning NICE’s reporting of cost per QALY 
calculations in appraisals to date has been poor in some cases (examples available on request), lacking clarity and explanation. As 
such, we are concerned that this new set of criteria which rely so heavily on QALYs. 

CLL Support 
Association 

Main = 
Question 1 
-- Other = 

The proportional QALY shortfall could reflect the burden of illness if the data were available to support the assessment. 
 
Most clinical trials often give overall survival for both the experimental and control arms. This is a median figure which could be 
used as an acceptable life expectancy but, trials often have restrictions on co morbidities so do not necessarily reflect the true 
cohort of patients. 
 
The second aspect of the proposal relies on the assessment of the Health Related Quality of Life (HRQoL) of patients with the 
specific condition under review. At present we believe that there is little data on HRQoL, particularly for chronic conditions. This 
aspect of the method would have to be subject to extensive study before implementation. 

National 
Rheumatoid 
Arthritis Society 

Main = 
Question 1 
-- Other = 

No. 
 
Proportional shortfall captures the severity of a condition/disease at the point of intervention, prior to the use of a medicine. It also 
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captures the proportion of QALYs people lose relative to their life expectancy. To ensure this methodology does not disadvantage 
people with rheumatoid arthritis (RA) it is important that disease models are fully updated to take sufficient account of impact of RA 
on life expectancy. People with RA have a higher risk of suffering a heart attack, atrial fibrillation and strokes compared to the 
general population (Lindhardsen J, et al. Risk of Atrial Fibrillation and Stroke in Rheumatoid Arthritis: Danish Nationwide Cohort 
Study. 
British Medical Journal, 2012; 344). 
 
NRAS welcomes NICE’s acknowledgement that: “Within diseases, there will be different levels of burden [of illness] and it is 
important to capture this. In an actual technology appraisal, it will be necessary to focus on the burden of illness for the specific 
patient population for the drug or other product being appraised.” It is extremely important that clear guidance is developed 
around this from the point of view of RA patients. As an example, 20% of people with RA may have very mild RA, with other RA 
patients having significant active disease (Arthritis Research UK: http://www.arthritisresearchuk.org/arthritis-information/data-and-
statistics/rheumatoid-arthritis.aspx)  
 
We also remain concerned that the current proposals take insufficient account of diseases that have a large age distribution, such as 
RA, which may be misrepresented in burden of illness calculations. For example, older prevalence data suggests over 17,600 cases 
of RA in people aged between 16-44 (Symmons D, Turner G, Webb R, Asten P, Barrett E, Lunt M et al. The prevalence of rheumatoid 
arthritis in the United Kingdom: new estimates for a new century. Rheumatology 2002; 41(7):793–800). This section falls outside the 
average age used by NICE (50) for severe rheumatoid arthritis patients used in the consultation appendicies. We note that Patients 
Involved in NICE have also voiced similar concerns about the impact of the proposals on conditions/diseases with large age ranges. 

Cancer52 Main = 
Question 1 
-- Other = 

No. We have long standing concerns about the ability of the tools that underpin QALYs to capture what is important to patients and 
carers, especially in cancer. Relying on QALYs again as part of proportionate shortfall compounds these concerns.  
 
Whilst we can understand the pragmatic desire to use the QALY as it is familiar, we hope that NICE will facilitate, and Appraisal 
Committee members will be open to and reflect upon, patient organisations and expert patient and carer evidence on burden of 
illness.  
 
Other organisations representing patients with cancer have concerns too, including the Cancer Campaigning Group (CCG), the Rarer 
Cancer Foundation (RCF) and Patients Involved in NICE (PIN). 

Motor Neurone 
Disease Association 

Main = 
Question 1 
-- Other = 

Yes. Motor neurone disease (MND) shortens life and impairs its quality drastically. MND will therefore always register a substantial 
proportional QALY shortfall, and this is probably a more effective measure than the existing end of life criteria, as these cover only 
the last 24 months of life; although the median time from diagnosis to death in cases of MND is only 14 months, a significant 
minority of people live longer than 24 months, so proportional QALY shortfall will capture these people as well as the average-to-
fast progressing cases. 

Myeloma UK Main = Myeloma UK thinks that it is appropriate to consider proportional QALY shortfall as an adequate proxy measure for burden of illness 
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Question 1 
-- Other = 

and agrees that it will adequately replace the current end-of-life modifiers, as treatments at the end-of-life will score highly in terms 
of burden of illness. We are also happy that proportionate QALY shortfall is not age sensitive and therefore we consider it to be an 
equitable approach to the calculation of burden of illness. 
 
One problem with modelling proportionate shortfall is that the models assume that the general population of people at the same 
age of treatment intervention are at 100% health, which often is not the case. However, we do accept limitations such as these are 
very difficult to overcome. 
 
Finally, whilst we consider proportionate shortfall to be a fair way of calculating burden of illness, we would welcome the 
opportunity to comment further on this once NICE have confirmed how the appraisal committees will take this into account. 

Parkinson’s UK Main = 
Question 1 
-- Other = 

Parkinson’s UK strongly rejects using QALY shortfall to reflect burden of illness (BoI). BoI inherently attributes less value to 
conditions that primarily affect elderly patients (even when using proportional QALY shortfall rather than absolute QALY shortfall). 
As the average age of onset of Parkinson's is between 50-60 years of age, using BoI will ultimately be discriminatory against people 
with the condition. 
 
Similarly, the proportional QUALY shortfall is heavily biased in favour of terminal illnesses. Parkinson's is a progressive, neurological 
disorder, with no known cure and although average onset is between 50-60, it is important to note that one in seven people with 
the condition will be diagnosed before the age of 50 and one in twenty will be diagnosed before the age of 40. Therefore we 
estimate estimate around 17,000 of working age in the UK have Parkinson’s. The numbers of people with Parkinson’s are also 
estimated to increase by 28% by 2020 which would increase this number. This means that many will be left to live a long time with a 
condition that will only get more severe over time. This is a considerable burden which is not accounted for when using the 
proportional QALY shortfall.  
 
Additionally, there is the potential that pharmaceutical companies could be discouraged from developing new, innovative 
treatments for non-terminal long-term conditions such as Parkinson’s because they will produce a lower BoI than terminal 
conditions. This would ultimately introduce longer-term inequalities into the system. 

The Haemophilia 
Society 

Main = 
Question 1 
-- Other = 

We are concerned that the proportional QALY’s will not reflect any differences in population such as severity (such as in ICD 10 code 
D66 where haemophilia A is denoted) The burden of illness for most bleeding disorders is not defined due to type, but by severity: 
mild, moderate or severe. There is a substantial difference in the burden of illness in someone with mild haemophilia compared to 
severe. This would not be captured in this method of assessment. Nor does this method show how sub populations (such as those 
with an inhibitor) will be assessed. It is not appropriate for people with inhibitors to be scored as having the same QALY as someone 
without an inhibitor, or if measured as one group this would dramatically impact the results that is not reflective of either 
population and could lead to drugs being declined when only a small sub population would benefit, but it would be scored 
differently if measured as a sub population. This could lead to the burden of illness being under or over stated and decisions made 
on inaccurate facts.  
We also have concern over how assessments will take stage of disease and co infection into account. For the bleeding disorder 
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community many older patients (including those aged over 30yrs) have much greater impact from their haemophilia such as joint 
damage and co infection with HIV/AIDS and Hepatitis C. The younger generation do not have the same issues due to significant 
treatment advances, prophylaxis, recombinant factor replacement and safe blood products. When assessing burden of illness, it 
would not be appropriate to measure everyone with the same type of bleeding disorder in the same way, as the burden of illness 
will be considerably different due to the advances in treatment over the last few decades. How will these discrepancies be 
addressed and accounted for in the proportional QUALY decision making process? 

Beating Bowel 
Cancer 

Main = 
Question 1 
-- Other = 

No. As set out in our comment on paragraph 13, we strongly oppose the abolition of the end of life criteria, which we believe 
provide an important dimension to capturing the burden of illness. NICE has yet to produce any evidence that the removal of the 
criteria does not represent a downgrading of the needs of those near the end of life. 

Bowel Cancer UK Main = 
Question 1 
-- Other = 

No. In the UK between 2009 and 2011, 0.43 of bowel cancer cases were diagnosed in people aged 75 years and over, with 0.95 of 
people diagnosed aged 50 and over. The guiding principle of any new methods of technology appraisal must be to facilitate access 
to cost--effective treatments, without discrimination on the grounds of age, gender or other characteristics.  
 
We are concerned at the lack of guidance on how the proportional QALY shortfall modifier should be interpreted or applied during 
the technology appraisal process. This absence of guidance may lead to an indefinite and variable set of outcomes, dependent on 
the committee that is in charge of appraising a specific treatment. This potential inconsistency will not benefit patients.  
 
The approach set out in the consultation document of using the proportional QALY shortfall methodology to calculate burden of 
illness will not adequately replace the end of life criteria. We believe that the removal of end of life criteria will significantly hinder 
access to treatment for people affected by bowel cancer. Our concern, which we believe is shared by other groups including the 
Cancer Campaigning Group, is that the proposed measure of burden of illness would not allow for the current degree of flexibility 
and prioritisation when calculating the incremental cost-- effectiveness ratios for treatment at the end of life. 
 
A consequence of this policy approach may be a further reliance on the Cancer Drugs Fund for access to drugs designed for use at 
the end of life. As the Cancer Drugs Fund is a temporary mechanism, this is not a satisfactory long--term solution. Access to end of 
life drugs must be addressed through technology appraisal guidance. 

Cystic Fibrosis Trust Main = 
Question 1 
-- Other = 

The Trust feels the information in the Value based assessment methods consultation document does not fully demonstrate how the 
burden of illness modifier will operate in practice. We, therefore, cannot support its use. 
 
The Trust is concerned about how the burden of illness modifier will be calculated for technologies that could benefits either (i) the 
whole cystic fibrosis population and (ii) sub-groupings within the cystic fibrosis population. 
 
The modifier hinges on a single value to represent life-expectancy without the treatment subject to appraisal. The document has 
insufficient detail as to how this value would be calculated for a population whose health needs vary widely, which raises questions 
as to whether it would be sufficiently sensitive to capture the potential impact of a technology across the spectrum of health 
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circumstances that people with cystic fibrosis face. 
 
Additionally, without guidance on how this modifier will be weighted, we are concerned that burden of illness will be downgraded 
by the perceived importance of current cost effectiveness modifiers. 

The MS Society Main = 
Question 1 
-- Other = 

The MS Society welcomes the recognition that burden of illness, or the future health lost for people with a certain condition, should 
be explicitly taken into consideration as part of NICE technology appraisals. 
 
However, we do not feel that proportional QALY shortfall would adequately capture burden of illness. The QALY measure is the 
principal measure of health outcomes used in NICE technology appraisals, but it has been widely criticised on ethical, conceptual 
and operational grounds. We have concerns, in particular, about the EQ-5D tool which is used to create utility measures for the 
QALY. The EQ-5D has been shown to be a blunt measure of quality of life in MS. Two reviews have evaluated how accurate quality 
of life measures are in assessing people with MS [1]. One identified 11 important health domains for people with MS, but concluded 
that the EQ-5D measurement only assessed 3 of these. Another study [2] found that it covered only 3 out of 15 domains relevant to 
people severely affected by MS.  
 
By focusing on only five areas, the EQ-5D is more concerned with disease specific measures of quality of life than the aspects of a 
“good” quality of life that really matter to patients. We do not feel that this measurement should be relied upon to calculate burden 
of illness. 
 
The QALY measurement already fails to capture all of the different ways in which having MS can affect a person’s quality of life, and 
we feel it would also fail to capture all the ways in which people may experience burden of illness. For example, several new oral 
treatments for MS have become available in the past two years. This represented a step change in the landscape of MS drugs as 
previously only injectable treatments existed as first-line options. In a survey the MS Society conducted of people with MS, 37% of 
respondents reported that using injectable treatments significantly disrupted their life and 32% of respondents stated that they 
could not do everything they wanted to because of frequent injections [3]. This type of evidence could be crucial in understanding 
how people with long-term conditions view the burden of their illness, but the method of taking a treatment is not captured by 
QALY measurements, so this important indicator would not be addressed in a calculation of proportional QALY shortfall. 
 
We are also concerned that delays in the diagnosis of MS could mean that people with MS are penalised by the recommendation 
that burden of illness should only be calculated from the point at which an intervention would be used, based upon existing data of 
patient populations.  
 
[1] Mitchell AJ, Benito-Leon J, Gonzalez JM, Rivera-Navarro J. Quality of life and its assessment in multiple sclerosis: integrating 
physical and psychological components of wellbeing. Lancet Neurol 2005;4;556-66.  
[2] Gruenewald DA, Higginson IJ, Vivat B, et al. Quality of life measures for the palliative care of people severely affected by multiple 
sclerosis: a systematic review. Mult Scler 2004;10;690-704 
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[3] MS Society. Perspectives of people with MS on relapses and disease modifying drugs. 2010. 

Crohn’s and Colitis 
UK 

Main = 
Question 1 
-- Other = 

Crohn’s and Colitis UK queries the need for the ‘Burden of Illness’ metric to be incorporated into future assessments of a drug’s 
value. We are concerned that drug manufacturers could be deterred from developing new treatments for non-terminal long-term 
conditions such as Crohn’s Disease and Ulcerative Colitis, because they will carry a lower ‘burden of illness’ relative to fatal 
conditions and therefore introduce longer-term inequalities into the system. This may be the case regardless of whether an 
‘absolute’ or ‘proportional QALY shortfall’ measure is employed. 
 
We are particularly concerned that ‘proportional QALY shortfall’, defined as ‘recognising the position of those patients who stand to 
lose the greatest proportion of their remaining health expectancy (such as diseases where a person is facing imminent death)’ is a 
less nuanced measure of Burden of Illness than the ‘absolute’ metric. The absolute measure definition specifically states that it will 
account for long-term conditions such as Crohn’s and Ulcerative Colitis, in contrast to the ‘proportional QALY shortfall’. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
Question 1 
-- Other = 

Yes, as it does not appear to be age sensitive. 

Cancer 
Campaigning 
Group (CCG) 

Main = 
Question 1 
-- Other = 

No. As it is currently proposed, the Cancer Campaigning Group (CCG) has a number of concerns about using proportional QALY 
shortfall to measure the burden of illness and whether this system will be appropriate for the assessment of cancer medicines. 
 
While the CCG believes it is absolutely appropriate for appraisal committees to use their discretion in the assessment of new 
treatments, we are concerned at the lack of any guidance on how this modifier should be interpreted or applied during the decision 
making process. We understand that committees themselves have expressed concerns that there is not enough guidance available 
to them. Having no guidance in this area could lead to wide variations in the outcome of appraisals, which could become dependent 
on which committee is appraising a treatment. We would therefore like to see further guidance provided to appraisal committees to 
ensure these modifiers are applied consistently and fairly. Furthermore, once such clarification has been provided, we believe it 
would be appropriate for NICE to undertake further public consultation to allow stakeholders to feed back on its content. 
 
We would also like NICE to take further steps to ensure there is greater transparency around the extent to which these modifiers 
have been taken into account by an appraisal committee, by making this information as readily available as possible. This should 
include publishing it in an easily accessible online format as well as including this information at the forefront of guidance 
documents, alongside the executive summary and the decision reached. We would also suggest that ICER estimates should be 
brought to the front of guidance documents to ensure they are easily available and maximise transparency. 
 
In the consultation document it is suggested that the existing end of life criteria will be removed. We are hugely concerned that 
using the proportional QALY shortfall methodology to calculate burden of illness will not adequately replace the end of life criteria, 
which was introduced following extensive evidence of need and a public consultation. The current framework also allows extra 
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flexibility when calculating incremental cost-effectiveness ratios for treatments at the end of life. The CCG is concerned that even if 
the new measure of burden of illness gives some consideration to end of life treatments, there will not be the same degree of 
explicit flexibility and prioritisation. In particular, if there is a maximum weighting of 2.5 based on all modifiers, this could lead to the 
decision-making framework being more restrictive than it currently is for treatments at the end of life, as well as diluting the 
consideration of burden of illness. 
 
Using the proposed modifiers, a treatment used at end of life should score highly on burden of illness. However, if the maximum 
weighting of 2.5 cannot be achieved by the burden of illness score alone (ie when a treatment does not also score highly on societal 
impact) then the maximum acceptable cost per QALY will not be increased. Therefore, we do not believe that the burden of illness 
measure will be suitably flexible to ensure that treatments which would currently be approved by applying the end of life criteria 
will continue to be approved through the value based assessment process as outlined in the consultation document. 
 
When NICE published its supplemental guidance to appraisal committees on extending end of life criteria, it was intended to 
improve processes for life extending medicines “licensed for terminal illnesses affecting small numbers of patients”. This has had 
clear benefits for certain groups of cancer patients, particularly those with rarer cancers. We would consider that, particularly for 
those groups of cancer patients, removing the end of life criteria from the assessment process and incorporating this into the 
burden of illness measure would be a retrograde step for rarer cancers. 

Breakthrough 
Breast Cancer 

Main = 
Question 1 
-- Other = 

It is unclear from the consultation document how this modifier will be interpreted and applied by NICE technology appraisal 
committees. We would welcome guidance for NICE technology appraisal committees to ensure that this is applied fairly and evenly. 
While it is important that committees are able to use their discretion when assessing a technology, it is also reasonable to assume 
that all NICE committees will be applying the modifiers in the same way. Therefore, guidance to help appraisal committees apply 
these modifiers to help them make their decisions will be very important.  
 
It appears however, that the use of proportional shortfall as opposed to absolute shortfall will be fairer to those conditions that 
affect an older population, such as breast cancer. Absolute shortfall is biased towards conditions that affect younger populations as 
it favours larger losses of quality and length of life. Proportional shortfall calculates losses as a proportion to what someone of the 
same age and gender without the condition can expect.  
 
Burden of illness is intended to replace the current end of life criteria. It is unclear from the consultation document whether 
medicines that currently qualify for the end of life criteria will be judged to be worth a higher price using burden of illness. While the 
end of life criteria in its current form has not allowed any breast cancer medicines to be approved, it is no doubt a useful tool and 
has allowed some essential cancer medicines to be approved for use on the NHS. Therefore, it is important to ensure that the new 
system will also allow such drugs to be approved. 

Fit For Work UK Main = 
Question 1 
-- Other = 

It is vital that the QALY shortfall appropriately accounts for the burden of morbidity associated with some conditions such as 
musculoskeletal disorders (MSDs) if it is to accurately value the benefit some interventions can have on patients’ quality of life. 
MSDs account for nearly one third of the entire burden of disability in the UK, a figure which is set to increase [1], [2] 
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Given that the proportion of the working age population with chronic illness is forecast to increase it seems prudent to give 
healthcare decision--makers access to data on the likely productivity impact of medical technologies which might prolong healthy 
working lives [3]. 
 
[1] Bevan S, 2012, Making work count: How HTA can help keep Europeans in work, Fit for Work Europe Coalition, 
www.fitforworkeurope.eu  
 
[2] Institute for Health Metrics and Evaluation. The Global Burden of Disease: Generating Evidence, Guiding Policy. Seattle, WA: 
IHME, 2013  
 
[3] Vaughan--Jones H, Barham L (2009). Healthy Work; Challenges and Opportunities to 2030 The Oxford Health Alliance, The Work 
Foundation and RAND Europe 

The Patients 
Association 

Main = 
Question 1 
-- Other = 

The Patients Association agrees with the use of proportional QALY shortfall as it would in principle reflect the burden of illness on 
the society. However we would like to emphasise that the population in the UK is multi-cultural and some of the factors deciding the 
QALY’s may be largely affected by the differences in cultural and religious factors as well as genetic disposition to certain conditions. 
Merely using age and gender may ignore these differences and present an incomplete picture. 

British Society for 
Rheumatology 

Main = 
Question 1 
-- Other = 

Yes, the measurement of QALY shortfall appropriately reflects burden of illness. 

European 
Haemophilia 
Consortium 

Main = 
Question 1 
-- Other = 

We have some concerns about the use of proportional QALY's and the weightings they will generate. They do not appear to 
appropriately reflect sub-populations or severity. This may lead to drugs being assessed and declined based on a total population 
cohort when in fact only a sub-population would benefit. (For example, ICD 10 code D66 denotes haemophilia A, which is 
characterised by clotting factor VIII deficiency. However, the extent to which it impacts on an individual’s life – and is therefore a 
burden – depends almost entirely on the level of deficiency or presence of an inhibitor. This information is not captured in the 
code.) This could potentially lead to the BoI for severe and mild haemophilia being under- and over- evaluated, respectively. 
Additional problems may also arise when considering the stage of the disease or previous treatment history; this is due to 
improvements in treatments over the years for haemophilia and the prevention of joint disease, bleeds and infections with HIV and 
HEP C. How will data be generated that is specific enough for the specific patient population of interest? 

Royal College of 
Physicians (RCP) 

Main = 
Question 1 
-- Other = 

We do not believe that it does.  
 
In comparison to NICE’s end of life criterion, the burden of illness weighting has the advantage of allowing prioritisation of patients 
with chronically low quality of life as well as reduced life expectancy and it is not restricted to rare conditions. However, the way 
that burden of illness is measured is of concern. 
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If one accepts the quality-adjusted life-year (QALY) is a reasonable measure of health outcome then absolute QALY shortfall is 
intuitively a reasonable measure of burden of illness. Burden of illness weighting using the absolute QALY shortfall could therefore 
lead to a more even distribution of lifetime QALYs. 
 
Proportional QALY shortfall, on the other hand gives greater weighting to those with the poorest prognosis particularly those that 
are at the end of their life. Burden of illness weighting using the proportional QALY shortfall would not lead to a more even 
distribution of QALYs but would lead to more investment in end of life treatments. This is the exact opposite of the notion that 
‘prevention is better than cure’ in that it encourages waiting until the end of a disease process and then investing heavily, which we 
would argue is neither efficient nor equitable.  
 
The main criticism of absolute shortfall and rationale for proportional shortfall is that it prioritises diseases that lead to death at a 
young age or that reduce quality of life from an early onset. While it could be argued that this will discriminate against the elderly, 
alternatively it could be argued that those who die young (or who have poor quality of life over many years) are the most 
discriminated against, since they do not have the good fortune to reach old age. 
 
Participants at the NICE Methods Working Party (Appendix 3) workshops voted in favour of absolute QALY shortfall over 
proportional QALY shortfall as the appropriate measure of burden of illness, although this has not been noted in the consultation 
documents. 
 
The evidence from discrete choice experiments weakly supports both proportional and absolute QALY shortfall. However, the 
results based on sample means obscure extremely contrasting views between individuals. The level of weighting that should be 
given to severity varies greatly between studies and there is no evidence that people would prefer proportional over absolute QALY 
shortfall (or vice versa). In the EEPRU research paper cited in the consultation document – 57.5% of the 3669 respondents agreed 
with the statement ‘The NHS should give the same priority to treating all patients who are ill, regardless of how ill they are or when 
they will die’. This is hardly compelling evidence for a societal preference for burden of illness weighting. Given this and our other 
concerns, noted above and below, we urge NICE to be cautious in introducing burden of illness weighting and to avoid use of 
proportional shortfall. 

Royal 
Pharmaceutical 
Society 

Main = 
Question 1 
-- Other = 

Possibly. Using proportional QALY shortfall might be a reasonable reflection of the burden of illness if this can reasonably be defined 
in terms of measures of health gain only. The proportional QALY shortfall doesn’t allow a broader measure of burden of illness. It is 
a way of describing burden without prejudicing against the elderly but then infers a QALY is not the same value to everyone, which 
may not be appropriate. 
 
If this approach is used in decision making then it may be necessary to focus on the burden of illness for the specific patient 
population for the drug or other product being appraised rather than using the broad categories within the reference dataset. We 
recommend that any data used to generate these data need to be scrutinised, and resource needs to be directed to improving this 
evidence-base. 
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Royal College of 
Paediatrics and 
Child Health 

Main = 
Question 1 
-- Other = 

Probably 

Royal College of 
Nursing 

Main = 
Question 1 
-- Other = 

The RCN considers that QALYs were originally designed to be equal regardless of condition and who gains it. The new proposals will 
mean that the value of a QALY will vary depending on the absolute and proportional shortfall of the condition which will make the 
cost effectiveness calculations more complex and less transparent. 

UK Faculty of Public 
Health 

Main = 
Question 1 
-- Other = 

It is difficult to make a judgment without good evidence from any detailed research of a quantified link between the two concepts 
(QALYs and BoI) or from substantial experience of this approach having been used elsewhere. On balance, the specific response to 
the question would be “No”, as the lack of evidence would mean somewhat of a step into the dark. If implemented it is not clear 
that many stakeholders, or the public more widely, would understand clearly what reasoning sits behind any appraisal decision 
using these methods. The uncertainties and complexities, as discussed in some of the background papers, would cause confusion 
and a sense of not knowing if there was any consistency between NICE appraisal decisions. This possible confusion is illustrated by 
the fact that the Office of Health Economics felt the need to produce a briefing paper on absolute versus proportional shortfall in 
response to confusion at the Value Based Pricing Methods Group meeting in July 2014. Presumably this was group with some 
experience in this area.  
 
Some of these comments also apply to wider societal impact and so are repeated below. 

The British In Vitro 
Diagnostics 
Association 

Main = 
Question 1 
-- Other = 

BIVDA agrees that because QALYs gained are used as a consistent measure of health benefits by NICE, proportional QALY shortfall 
can reflect the burden of illness, and can be considered by NICE committees as influencing the value of a technology. 

Cancer Research 
UK 

Main = 
Question 1 
-- Other = 

It is unclear how burden of illness (BOI) as measured in this way can comfortably fit within the current NICE process. Since the QALY 
methodology is already a key part of the initial cost-effectiveness analysis – and the QALY is based on information about values and 
preferences provided by patients – there appears to be an issue of double counting. We do not see how this would add value to the 
existing process. The process will become less reflective of the value of new medicines, as well as more difficult for non-experts to 
understand. 
 
Proportional QALY shortfall does appear to reflect the severity of an illness – while it is not particularly sensitive to age, it is sensitive 
to health-related quality of life (HRQoL). The more severe a disease, the higher the QALY loss and therefore the proportional QALY 
shortfall is generally higher. 
 
There may be reason to believe that HRQoL is not always wholly captured within every appraisal – there could be further 
consideration of how well instruments such as the EQ-5D are able to standardise across different disease types, and how much 
patients taking part in trials understand how EQ-5D questionnaires will be used. Additionally, every patient is unique and their 
varied preferences will always represent a barrier to standardising across groups. If proceeding with this model, further 
consideration could be given to how much weight BOI is given earlier in the NICE technology appraisal process, as this is clearly a 
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crucial factor in making QALY calculations and therefore determining cost-effectiveness. It should be more than an afterthought in 
decision-making. 
 
We believe it is vital to ensure that the health effects of a treatment are properly measured and that the data captured for use in 
technology appraisals genuinely reflects both the severity of an illness and health improvements that the patient population 
genuinely values. 

Department of 
Health 

Main = 
Question 1 
-- Other = 

The Government’s aim is to get the best possible results for all NHS patients within the resources we have. That’s why the 
Department of Health asked NICE to look at the way new medicines are assessed, so that patients can continue to get the 
treatments that are most suitable for them, at the best value for the NHS.  
 
Within NICE’s current Methods for Technology Appraisal, the end of life flexibilities provide for the differential valuation of certain 
treatments that extend patients’ lives at the end of life. The current Methods Guide sets out a number of specific criteria 
determining where the end of life flexibilities can apply. The consultation document sets out proposals to introduce a broader 
definition of burden of illness (BoI) which would encompass the end of life flexibilities, such that the specific end of life criteria 
would no longer be set out in the Methods Guide. The Department is aware that some stakeholders have raised concerns about this 
and a perception that this means that the end of life flexibilities would be removed. The Terms of Reference (ToR) the Department 
gave to NICE in June 2013 stated that the methods for value assessment should encompass the differential valuation of ‘End of Life’ 
treatments in the current approach within the system of burden of illness weights. The Department’s understanding is that, in line 
with this, it is absolutely not NICE’s intention to end the differential valuation of treatments meeting the end of life criteria. 
However, for the avoidance of any possible confusion, the Department considers that it would be helpful to retain the criteria for 
the end of life flexibilities in the Methods Guide.  
 
At present, NICE’s Methods Guide does not include guidance on how to determine what level of weighting to apply to treatments 
meeting the End of Life criteria. The Department’s view is that it would be helpful for NICE to develop a more quantitative approach, 
as this could help Appraisal Committees to be more systematic in their application of the End of Life flexibilities, and make the 
operation of these flexibilities more transparent for stakeholders. This is explored further in the responses to questions 4-6 below.  
 
Turning to the proposed approach to burden of illness more generally, the Department considers that proportional QALY shortfall 
could potentially have some relevance as part of the wider context helping to explain the rationale for the end of life flexibilities, as 
an illustration of the impacts of conditions where, even with current best available alternative treatments, loss of life is imminent. 
However, it is important to bear in mind that, alongside losses in length of life, quality of life is also a key dimension in assessing 
burden of illness. Many patients experience conditions which may not usually be associated with imminent loss of life, but still place 
a major burden on them by limiting their ability to live a normal life. Two – very different – examples are dementia and 
musculoskeletal disorders, though of course there are many more. In addition, some treatments are themselves associated with 
side effects that can have a significant negative impact on patients’ quality of life. The Department’s assessment is that the available 
evidence supports a preference to prioritise treatments that avert, or postpone, premature death, and can extend patients’ lives 
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with good levels of quality of life, as distinguished from life extension at the natural end of life, especially where quality of life is 
poor. The Department has concerns that an approach to burden of illness based on proportional QALY shortfall would not 
appropriately capture this societal preference to prioritise treatments for patients who experience greater overall losses in health, 
both in terms of losses of length and quality of life.  
 
The consultation document suggests that proportional shortfall is not particularly sensitive to the age at which a patient is affected 
by a condition. The Department does not agree with this assessment, and is particularly concerned that, in some circumstances, an 
approach to BoI based only on proportional shortfall implies a large and unjustified discrimination against younger people. This is 
because the patient’s expected QALYs, which depend directly on age, enter into the calculation of proportional shortfall. It is easiest 
to understand this by thinking about a hypothetical situation. For example, considering two groups of patients, one group of 20 year 
olds, who might expect a further 50 QALYs’ worth of life, and one group of 80 year olds, who might typically expect a further 5 
QALYs. If both groups experienced a condition which caused them to lose 1 QALY through reduced quality of life, under the 
proportional shortfall approach, a treatment that alleviated the condition in the older patient group would potentially benefit from 
a BoI weighting 10 times higher than a treatment alleviating the condition in the younger patients – even though the conditions are 
effectively the same in terms of their health impact. This is because a 1 QALY loss would represent a much higher proportion of the 
older group’s remaining QALYs: 1/5 compared to 1/50 in the younger group.  
 
The Government’s view is that a year of life in good health for an older person is worth just as much as for a younger person, and 
vice versa. The approach taken to burden of illness should reflect this. As the consultation document sets out, there is another way 
of calculating QALY shortfall: absolute shortfall. In view of the concerns mentioned above, the Department considers that absolute 
shortfall would, in general, be a more appropriate measure of BoI. The Department recognises that an approach to BoI based only 
on absolute shortfall implies that, in some circumstances, treatments for conditions mainly affecting younger patients would 
potentially benefit from a higher BoI weighting than treatments for conditions mainly affecting older patients. However, this reflects 
the greater overall loss of health experienced by patients who are affected by ill health at younger ages. Moreover it is equally 
possible that conditions which mainly affect older people would tend to have a greater impact on their health, and therefore be 
associated with a greater absolute shortfall. Importantly, it is the nature of the condition, rather than the age of the patient, that is 
the primary determinant of burden of illness when measured by absolute shortfall, and there is no direct dependence on the 
patient’s age. In addition, the end of life flexibilities are more likely to apply to treatments for conditions associated with imminent 
loss of life, and older people are, in general, more likely to experience such conditions. This means that, within NICE’s current 
approach, treatments for conditions mainly affecting older people may already receive a higher valuation, through the application 
of the end of life flexibilities, than treatments mainly affecting younger people. The Department considers that the clear retention of 
the end of life flexibilities (with reference to proportionate shortfall as an underpinning concept, if appropriate), alongside an 
approach to burden of illness based on absolute shortfall, could strike a reasonable balance and appropriately reflect society’s 
preference to prioritise treatments that deliver the greatest overall benefits to the patients who most need them, while firmly 
safeguarding against unjustified age discrimination. 

Public Health Main = The QALY is a cornerstone of the NICE TAGs. The concept of the QALY is not difficult to grasp and is widely used in healthcare 
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England Question 1 

-- Other 
commissioning decision making, such as in the annual priority setting for NHS commissioners. The QALY is a feature of triaging tools, 
such as the Portsmouth Scorecard, which are used to rank potential healthcare investments. The QALY does however have some 
limitations and the calculations of QALYs may require extrapolation from other circumstances. Using it as the proxy for Burden of 
Illness and Wider Social Impact, in addition to forming the basis for the incremental cost effectiveness ratio, means that it features 
three times in the decision making process. Any biases or inaccuracies from assessments of particular QALYs are amplified. 
 
 It is difficult to make a judgment without good evidence from any detailed research of a quantified link between the two concepts 
(QALYs and BoI) or from substantial experience of this approach having been used elsewhere.  On balance, the specific response to 
the question would be “No”, as the lack of evidence would mean somewhat of a step into the dark.  If implemented it is not clear 
that many stakeholders, or the public more widely, would understand clearly what reasoning sits behind any appraisal decision 
using these methods.  The uncertainties and complexities, as discussed in some of the background papers, would cause confusion 
and a sense of not knowing if there was any consistency between NICE appraisal decisions.  This possible confusion is illustrated by 
the fact that the Office of Health Economics felt the need to produce a briefing paper on absolute versus proportional shortfall in 
response to confusion at the Value Based Pricing Methods Group meeting in July 2014.  Presumably this was group with some 
experience in this area.   
 
Some of these comments also apply to wider societal impact and so are repeated below. 

Centre for Health 
Economics, 
University of York 

Main = 
Question 1 
-- Other 

See response to question 6. 

London School of 
Economics and 
Political Science 

Main = 
Question 2 
-- Other = 

Equity and WSI. We recognise that equity issues could potentially arise from the implementation of the WSB approach, as suggested 
by the DH. Although the absolute QALY shortfall resulting from the suggested Wider Societal Impact (WSI) approach appears to act 
as a “reasonable” proxy, its operationability, including its calculation, interpretation and practical application to evaluate the impact 
of technologies outside the NHS is not clear to us. 

University of Leeds Main = 
Question 2 
-- Other = 

The proposed methods were not clear and I think there are more appropriate terms that could have been used. ‘Wider society’ and 
‘Contribution to society’ are vague terms that are undefined in the text. Wider societal impact appears to be defined as a form of 
participation. Again, this concept is already captured in the metric we currently use (EQ-5D) which includes items on usual activities, 
for example. The broad concept of societal impact really boils down to a form of social functioning and excludes concepts such as 
carer quality of life which is an important and largely ignored aspect of economic evaluation.  
 
In addition, ‘Wider Societal Benefit’ appears only to be a monetary consideration despite the title. Would it not be simpler to ask 
economists to present additional analyses from the societal perspective (as well as health and social care) rather than attempting a 
post hoc adjustment in this way? 

The Institute of 
Cancer Research, 

Main = 
Question 2 

Use of absolute QALY shortfall does appear reasonable as a measure of the societal impact of a condition. By taking into account 
absolute QALY losses, diseases which cause premature death are given greater weighting, allowing a higher pricing threshold for 
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London -- Other = drugs which target childhood diseases such as childhood cancer. The ICR would like to see increased development of safe, effective, 

innovative treatments for children with cancer, and this may be a way to incentivise pharmaceutical companies in their 
development. 
 
However, it should be noted that absolute QALY shortfall and relative QALY shortfall are not independent of each other. Depending 
on how they are collectively taken into account, the inclusion of both could inappropriately weight assessments against treatments 
for illnesses affecting older patients. The ICR strongly believes that NICE’s assessment system should treat all patients equally, and 
not discriminate against patients in any particular group. 

Applied 
Quantitative 
Methods Network, 
University of 
Glasgow 

Main = 
Question 2 
-- Other = 

It seems a much better approach than calculating societal impact in terms of labour market productivity, which would appear to 
most favour those who could afford alternative healthcare, and least favour those who cannot. 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
Question 2 
-- Other = 

No. Burden of illness is inappropriately being used as a proxy for ‘wider societal impact’. The focus remains in valuing changes in 
health, by using the QALY as the metric. This may be appropriate as NICE is charged with making recommendations on spending a 
‘healthcare’ budget. However, it does not capture ‘wider societal impact’ but some sub-set of societal impact that can be measures 
using a health status metric. Perhaps most importantly, the potential for ‘ageist’ recommendations remains when using absolute 
QALY shortfall. 

University of 
Sheffield 

Main = 
Question 2 
-- Other = 

To a reasonable extent, although as touched on in point 32, there may be inconsistencies. For example, assuming that for a given 
age / sex profile the expected QALYs was 10, the absolute QALY shortfall would be identical if a person lived 2 years at a utility of 1, 
or whether the person lived 10 years at a utility of 0.2. It is highly likely that the impact of loss to society would be seen as 
differential between these two scenarios despite the identical absolute shortfall. 
Again, the typical absolute shortfall that was seen in technologies that have been assumed to meet the short life expectancy and 
extension to life criteria of the ‘End of Life’ rule. 

Universities of 
York, Alberta, 
Leeds and Trinity 
College Dublin 

Main = 
Question 2 
-- Other = 

No.  
The weighting for the absolute health loss due a condition has been proposed by NICE as a means for capturing the wider social 
benefits of certain treatments. However, it is unclear how an additional weighting for the absolute QALY loss corresponds to any 
wider social losses associated with a disease. Furthermore, although NICE have been asked to consider including wider social 
benefits, it is doubtful if any such measure would be desirable. Providing an additional weighting that does reflect wider social or 
economic benefit potentially leads to the prioritization of groups with greater economic or social participation, which patently 
seems unfair in the allocation of healthcare resources. While a common weight that accounts for economic or social benefits that is 
applied evenly to all groups would overcome the problems of discriminatory allocation, this then would not affect the relative cost-
effectiveness ratios of alternative interventions and would therefore offer no useful guidance to the allocation of resources 
between alternative interventions. 
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A further problem with the use of an absolute weighting for disease severity is that the proposed weight allocates greater 
importance to treatments for conditions that impose larger QALY losses over a patient’s lifetime than otherwise, irrespective of the 
ratio of costs per unit of health gain. This can result in inconsistencies whereby a one condition that persists continuously over many 
years benefits from a high weighting, whereas multiple independent conditions which may impose the same total QALY loss will not 
receive equal weighting, as individually they impose less of an overall absolute QALY loss. There is no obvious rationale for valuing 
the health gain for people suffering from a single long term condition more highly than the health gain of people who have an 
equivalent burden of illness attributable to multiple conditions.  
 
A serious consequence of the proposed absolute QALY shortfall is the potential for age based discrimination. The total absolute 
QALY weight of a disease will be greater with longer remaining life expectancy, all else equal. Thus, the absolute QALY weighting is 
likely to favour the young over the old independently of the potential health gain per given unit of expenditure. The question of 
potential age discrimination is a serious concern and could stand to undermine the legitimacy of decisions informed by this Value-
Weighted CEA. 

NCC-WCH Main = 
Question 2 
-- Other = 

Absolute shortfall provides a balance to the application of the proposal of proportional QALY shortfall that may otherwise 
disadvantage younger patients. However, what is not clear is whether this approach is consistent with discounting future QALY gains 
used in the original health economic analysis. 
 
I think an absolute QALY shortfall may be a reasonable proxy for a wider societal impact, but why not just apply a multiplier to all 
QALYs in the economic evaluation if it is thought that QALYs systematically underestimate the wider societal impact? Again this 
seems to dichotomise a modifier in an arbitrary way. 

King’s College 
London and 
University College 
London 

Main = 
Question 2 
-- Other = 

Absolute QALY shortfall is another measure for ‘burden of disease’. As it is more sensitive to age, it can in principle pick up loss of 
‘productive years’ and therefore does give an indication of societal impact on society. However, its disadvantage is that it will not be 
easy to prevent it having a strong age bias in its application. 

ScHARR Main = 
Question 2 
-- Other = 

No. There is no evidence for this. Theoretically the two do not necessarily have the same relationship across the age of the patient, 
meaning it is not an appropriate proxy. And there is no sensible way of identifying a weight for QALY shortfall if it is being used as a 
proxy for wider societal impact; revealed preferences would be spurious (see point 4 below), whilst stated preferences would only 
be relevant if absolute shortfall was being used as an equity weight. Societal impact can and should be calculated directly. 

PharmaPrice 
International Ltd 

Main = 
Question 2 
-- Other = 

No. QALY methodology is itself a flawed approach. The over-reliance by the DoH and NICE in using QALYs is dangerous as it can (and 
indeed has) led to inappropriate decision-making. Many other country healthcare systems, including those with formal Health 
Technology Assessment, manage to assess value and make decisions on drug funding without a heavy (over) reliance on ICER and 
QALY values. Thus the debate about whether “absolute QALY shortfall provides a reasonable proxy for wider societal impact of a 
condition” is a moot one as there is a presupposition (which should be questioned) that in general QALYs have some certain value in 
assessing a condition’s impact and the measurement of corresponding utility.  
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In the DoH’s original consultation on Value Based Pricing (VBP), it very correctly made the point that it didn’t necessarily see the 
QALY as central to the new approach to assessment, and was open to other means of assessment. I think NICE would do well to 
consider that there are alternative methodologies available (indeed being used today successfully and less contentiously in many 
countries). The worry for me is that NICE seems to have closed the book on using anything but a QALY and that is very, very poor in 
my opinion. 

Shire 
Pharmaceuticals 
Ltd 

Main = 
Question 2 
-- Other = 

In part.  
 
Shire supports the attempt by NICE to consider the wider impact of a disease on people’s ability to be part of society i.e. their wider 
societal impact (WSI); as a mechanism through which the Appraisal Committees have flexibility to consider a wider range of 
potential benefits of new technologies.  
 
We recognise that the use of absolute QALY shortfall is a pragmatic approach to measure WSI, mitigating for some effects that 
might be unacceptable to society e.g. age bias with productivity. Although age might still have an impact on the magnitude of this 
factor score, its influence on the decision making process seems mitigated as compared to the original “wider societal benefit” 
proposals. However, the proposed approach does not take into account the specific wider societal benefits of a new medicine (for 
example, benefits of getting people or their carers back to work more quickly, patient’s out-of-pocket costs, non-health benefits) 
but rather focuses on the societal burden of the specific disease alone and only in terms of the impact on the patient. 
 
We would like to see greater flexibility in the types of evidence manufacturers are able to submit on wider societal benefits and 
subsequently taken into account. This could be proposed and agreed during scoping stage. 
 
Likewise, other elements concerning societal perspective impacts, such as impact on patient’s family, carers and health care 
professionals, should be considered. When those elements cannot be quantified, they can be included in the “non-health objectives 
of the NHS” factor in a qualitative fashion.  
 
In a therapy area such as ADHD, the early diagnosis and treatment (behavioural and pharmacological) of a child during the formative 
learning years (5 years to 7 years), has a positive impact on long term educational achievements, therefore on employment and 
productivity, plus a reduction in costs associated with the criminal justice system, so any changes should be able to take account of 
this type of societal impact. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
Question 2 
-- Other = 

Yes, in principle and we welcome NICE’s comments in paragraphs 35 and 36 of the consultation paper stating that age has an impact 
on this measure and the Appraisal Committee will not use age, gender or ‘protected’ characteristics as a basis for deciding whether 
or not to recommend an intervention. 
 
However it is important to recognise that for certain medicines the size of the benefit is unlikely to be captured by absolute QALY 
shortfall. Whilst absolute QALY shortfall provides a reasonable proxy for wider societal impact, there are factors that will still not be 
captured adequately by this proposed approach. To this end we recommend that manufacturers and other stakeholders should 
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have the opportunity to submit additional evidence that is relevant. These factors should include carer/family costs and benefits, 
non-health sector costs and benefits and process costs and benefits. 
 
The inclusion of these factors in the reference case should be agreed during the scoping of the appraisal. 

Lundbeck Main = 
Question 2 
-- Other = 

The Value Based Assessment (VBA) consultation paper issued by NICE states that “(t)he principal reason for incorporating wider 
societal impact into a technology appraisal is to provide a mechanism for the Appraisal Committees to consider a wider range of 
potential benefits of new technologies and, in doing so, to give preference to technologies developed for conditions that have the 
potential to restore the ability of individuals to contribute to society”. This stems from the DoH’s request that the impact of 
treatments beyond their direct impact on patients should be captured as part of the value calculation.  
 
The proposed WSI approach does little to bring additional relevant evidence (or perspectives) into the calculation of the ICER. As the 
ABPI’s response highlights, the absolute QALY shortfall is adequate only to the extent that it allows a proxy estimation of “the wider 
impact of a disease on people’s ability to be part of society”. This though is not equivalent to being an appropriate or reliable proxy 
measurement of an individual’s ability to contribute to society (the “wider societal benefit” (WSB)) for which the absolute QALY 
shortfall will not always be appropriate. Furthermore we believe any suggestion that the absolute QALY shortfall is able to capture 
the WSB of a technology is incorrect. 
 
It’s conceivable that two diseases/disorders may have equivalent effects in terms of wider societal impact (WSI) (as measured by the 
absolute QALY shortfalls) but marked differences in terms of WSB calculations. 
 
To illustrate the above point, depression is a disorder affecting roughly 2.5% of the adult population in England (PHE, 2014), which a 
new treatment could provide disproportionate wider societal benefits relative to absolute QALY loses compared to other disease 
areas. It has been estimated that 78 percent of the total cost of depression in patients who are in contact with the health care 
service is attributable to lost employment (McCrone et al. (2008)). In 2007 the same study estimated that the total direct health 
care costs of depression in England was £1.7billion. The inclusion of lost employment into this calculation brought the total cost to 
£7.5 billion.  
 
As proposed by the ABPI, Lundbeck agrees that manufacturers should have the option of including WSB calculations within their 
submission as part of the reference case alongside the calculations of WSI. Both of these analyses should be formally considered by 
the committee and documented in a clear and transparent manner. This approach will help avoid penalisation of treatments for 
disorders/diseases which are more common in populations with any protected characteristics whilst still allowing the full value of 
treatments to society to be included.  
 
Lundbeck would also request that, should the WSI calculation be included, the QALY shortfall analysis should include both the QALY 
difference for the patient, but also, where applicable, for the carer (in line with the perspective of health outcomes as stipulated in 
the current Methods Guide). In certain disease areas, such as Alzheimer’s disease, the health impact of treatment can be marked for 
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both the patients and carers (Wimo et al., 2003). Therefore both QALY benefits should be reflected in such a “shortfall” calculation. 

True Research 
Limited (healthcare 
financial 
consultants) 

Main = 
Question 2 
-- Other = 

NO. 
 
Societal impact does not depend purely on the patient's health. It also depends on what the person does when ill and on what 
would be done without the illness. For example if the bread-winning member of a family cannot work or a young mother cannot 
look after her children, there may be a much greater cost to society than in the case of a single, childless person. The societal value 
of a drug to a patient also depends heavily on how the person responds e.g. what dose is required to be effective and what side 
effects the individual experiences 

Sanofi UK Main = 
Question 2 
-- Other = 

No. 
Sanofi does not consider that the proposal to use absolute QALY shortfall to estimate wider societal impact (WSI) is appropriate. We 
recognise the challenges in incorporating a measure of wider societal impact or benefit, and we agree with NICE that the 
approaches that have been proposed to estimate Wider Societal Benefits are potentially discriminatory against older patient 
populations. 
However, we do not consider that WSI is an appropriate proxy. It focusses on the burden of the disease in health terms and does 
not account for any positive wider societal effects that a drug may bring. Furthermore, diseases that affect older patient populations 
are more likely to have lower absolute shortfall estimates and therefore this measure is still not free of potential discrimination 
against the elderly.  
 
In addition, we note that given the ambiguity in the consultation document, the very wide range of potential absolute shortfall 
values means that it is extremely unclear in how these would be applied in practice.  
 
Sanofi considers that the proposed WSI measure should be withdrawn in its current form as it is inadequate. NICE already allows 
manufacturers to incorporate wider societal benefits into appraisals after agreement with the Department of Health and this 
process should be retained. NICE should now look to re-evaluate ways of more appropriately accounting for the wider societal 
benefits of new medicines. Within this, NICE should consider incorporating not just societal costs and benefits, but also how to 
incorporate more qualitative aspects - for example benefits to carers or benefits to patients that cannot be captured within cost-
effectiveness estimates. 

Ethical Medicines 
Industry Group 

Main = 
Question 2 
-- Other = 

Yes, EMIG agrees that absolute QALY shortfall is a reasonable proxy for the wider societal impact (WSI) of a condition. This view is 
based on the definition provided by NICE (the ability of the person with the condition or disease to contribute to society).  
However, while WSI may be preferable to WSB so as to avoid inequalities being introduced, especially to protected characteristics as 
detailed in the Equalities act 2010, this measure does not sufficiently or explicitly capture all relevant health effects or costs that 
impact society.  
 
EMIG believes that, as this was the intention of incorporating wider societal benefits (WSB) into appraisals of the value of 
interventions, according to the briefing for the first working party by DH, NICE risks losing valuable abilities that could identify 
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further value of interventions.  
 
EMIG requests that appraisal committees be directed to consider additional benefits to society that are not captured within this 
framework and that the methods guide should state that these should also be described in the manufacturer submission. This 
request is not dissimilar to the current guide and submission template, which asks manufacturers or sponsors to explain whether 
and how benefits are not sufficiently captured by the QALY. 
 
An example can be demonstrated in the appraisal of medicines that reduce the prevalence of disease. These medicines could lead to 
a positive impact on the overall burden of disease on the NHS. EMIG feels that the appraisal committee should explicitly consider 
such benefits. Another example would be where an innovative medicine reduces the prevalence of contagious illnesses, whereby 
not only patients’ QoL, but also potential future patients’ QoL, where infection is avoided, may be included in health economic 
estimates of value. 

Biogen Idec Main = 
Question 2 
-- Other = 

Biogen Idec considers that the societal perspective proposed within the changes, whilst an improvement on the original wider 
societal benefit proposals, is still not sufficiently all-encompassing so as to take into account considerable benefits accrued through 
allowing patients and their carers to return to work faster. Biogen Idec would support a re-working of the definition for wider 
societal impact to incorporate this.  
Again, the burden of evidence generation around wider societal benefits is likely to fall on the manufacturer. 

European 
Medicines Group 
(EMG) 

Main = 
Question 2 
-- Other = 

The proposed approach does not take into account the specific wider societal benefits of a new medicine which are a significant 
element of the value proposition of a number of new medicines. There needs to be a facility for manufacturers to submit evidence 
on wider societal benefits where these are relevant and for Appraisal Committees to take these into account in their deliberations. 
Other elements concerning societal perspective impacts, such as impact on patient’s family, carers and health care professionals, 
should be considered. For example, in Alzheimer’s disease there may be a health impact of treatment for both patients and their 
carers. 
 
Whilst we acknowledge that the WSI approach seeks to minimise the inclusion of age as a factor in decision-making, we believe 
there remains a risk that it will have a bearing on decisions. This further highlights the importance of flexibility in the application of 
modifiers (see our comments below) to ensure age discrimination does not take place. 

GlaxoSmithKline Main = 
Question 2 
-- Other = 

GSK are supportive of the use of absolute shortfall as surrogate markers of an individual’s ability to contribute to society and 
therefore the wider societal impact of a condition. We do however feel that absolute QALY shortfall might be somewhat crude and 
therefore manufacturers should have the ability to provide additional evidence of the wider societal impact of the disease, which 
would complement the Appraisals Committee’s understanding of the wider societal impact as measured by absolute QALY shortfall 
alone. 
 
We are also concerned that by the very nature of being an absolute measure it will be dependent on age and therefore the 
Appraisal Committees will need to be aware of any equity concerns. 
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Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
Question 2 
-- Other = 

• Whilst in principle we agree that the impact of medicines on society should be considered in NICE technology appraisals, the 
answer to this question is unclear. 
 
• We note that Wider Societal Impact (WSI) (measured by absolute QALY shortfall) is preferred by NICE to the Wider Societal Benefit 
(WSB) framework described in paragraphs 29-32. In the first instance, it would be helpful if NICE could clearly define up-front what 
specific impacts of a condition on wider society are encompassed by ‘WSI’. Paragraph 25 of the consultation document refers only 
to “the impact of an illness on a person’s ability to interact with, and contribute to, society”.  
 
• It is a concern that QALY shortfall for patients is being used as a proxy for societal impact as this explicitly excludes potential 
impacts on carers, family members and wider society. As a result, the accuracy of patients’ proportional QALY shortfall as a proxy for 
true WSI is likely to vary. Therefore, we agree with ABPI that companies should be able to present a case on specific aspects of WSI 
relevant to the condition if the absolute QALY shortfall methodology was believed to underestimate societal impact.  
 
• Similar to our comments on question 1 for BoI, without details of how the WSI decision modifier will be factored into the decision 
making process, it is not possible to comment on whether absolute QALY shortfall will allow WSI to be adequately accounted for in 
guidance development.  
 
• Finally, we note that absolute QALY shortfall (i.e. WSI) will invariably be lower in people with conditions where the starting age of 
treatment is higher. On this basis, it seems unavoidable that age, at least to some extent, will become a factor in decision making. 
This would obviously be of concern given the equalities legislation described in paragraph 36 of the consultation. One way to 
mitigate such unintended effects would be to allow individual decision modifiers alone to achieve a full weighting (see also response 
to question no. 4). In this way, conditions with a low WSI but a high BoI (e.g. a life-limiting condition that affects elderly people) 
could still attain a high weighting based on BoI and would not be penalised due to the low WSI ‘score’. 

Novo Nordisk Ltd. Main = 
Question 2 
-- Other = 

Yes. 
 
In general we support that an absolute QALY shortfall provides a reasonable proxy for WSI, however WSI does not necessarily 
entirely capture a drug or technologies impact on society. We feel that manufacturers should be able to include additional evidence 
on wider societal benefits that can supplement the WSI approach where the real societal impact is not captured by WSI (such as 
impact on carers and families), along with evidence where this may affect subgroups of patients differently. 

Merck Serono Main = 
Question 2 
-- Other = 

No. Merck Serono is very supportive of NICE’s understanding that taking the ‘Human Capital’ approach to wider societal benefits, 
has an inherent ageist component. We welcome NICE’s efforts to minimise this aspect, while including a societal component to the 
assessment though wider societal impact. However, Merck Serono still sees the absolute QALY shortfall method as containing a 
strong age element and directing a higher benefit focus on medication that have early and chronic usage rather than in 
interventions which would have a societal impact in an older population. We see this as further increasing inequity of access, as it 
would lower the Willingness to Pay threshold in medications that have a higher incidence of use in an older population. 
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UCB Pharma Ltd Main = 

Question 2 
-- Other = 

UCB would value the opportunity to get clarifications from NICE on how the proposed definition is actually thought to be a 
reasonable proxy for the wider societal consequences of a condition. As such, the currently proposed approach focuses on overall 
disease burden in health terms on the ‘individuals’ affected by a specific condition, rather than on ‘wider societal costs and 
benefits’, however UCB recognises the difficulties of fully incorporating the societal perspective when considering diseases of the 
elderly. Many of the conditions of the elderly will bring a significant social care burden both in home care and nursing home costs – 
which can cost up to £50k per patient per year – which are not reflected in the QALY. Delays in progression of dementia patients to 
high dependency nursing care will bring significant cost savings. 
 
Furthermore, we regret that the effect of the condition on caregivers is not being accounted for in the proposed definition, as 
caregivers play an important role in care delivery, for example in chronic and paediatric conditions. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
Question 2 
-- Other = 

No. 
This approach does not provide a mechanism to take into account the specific wider societal benefits of a new medicine, but rather 
focuses on the societal burden of the specific disease and only in terms of the impact on the patient. The consideration of wider 
societal impact, including costs and benefits to carers and their families should be included as the base case where appropriate. The 
concern of ageism remains as any approach to wider societal benefit will inevitably take age into account to some degree. 
 
There are considerable data challenges associated with calculating the QALY shortfalls. Appraisal Committees rarely, if ever, take the 
data submitted by manufacturers at face value. Some of this data is also used in the calculation of the QALY shortfalls and will be 
subject the same sorts of uncertainties as the other clinical and cost effectiveness data. Manufacturers should be permitted to 
submit specific additional evidence on wider societal impact that this is taken into account in decision making by Appraisal 
Committees. 

Roche Products 
Limited UK 

Main = 
Question 2 
-- Other = 

No. 
 
Roche firmly believes that absolute QALY shortfall does not provide a reasonable proxy for wider societal benefits provided by the 
introduction of a new technology or the wider societal impact of a condition prior to the introduction of a new technology. 
 
Absolute QALY shortfall considers only the effect a disease has on an individual, and not on society as a whole. This means it is not a 
reasonable proxy. The incremental effect that a treatment has on society should be considered to value wider societal impact. This 
will differ by disease area, treatment regimen, carer burden, and other factors, and should be left for the manufacturer to 
demonstrate. 
 
Absolute QALY shortfall is dependent on the age of a patient, and therefore discriminates against older patients. On page 12 of the 
consultation “…our age has an impact on what we are able to contribute and what we take from society.” Roche does not believe 
that the age of a patient should determine whether that patient can gain access to innovative medicines and welcomes the last 
sentence in the paragraph “…we will ensure that age … will not tip the balance of a recommendation against the use of a 
treatment.” Given that absolute QALY shortfall is heavily dependent on the age of a patient, and that NICE state age will not tip the 
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balance of a recommendation against the use of a technology, the value of using absolute QALY shortfall as a measure for wider 
societal impact is questionable.  
 
Roche’s view is that manufacturers should be free to submit evidence that a technology has a wider societal impact. Specific 
examples could include productivity studies for technology appraisals in early stage cancers and carer burden studies for diseases, 
such as Alzheimer’s, associated with a high level of care. These are important societal impacts of medicines that should be 
considered if NICE is to make appropriate resource allocation decisions for society. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
Question 2 
-- Other = 

No, the absolute QALY shortfall at the individual level should not be considered a reasonable surrogate for the Wider Societal 
Impact of a condition. Janssen agrees that WSI should be a key factor to consider in the NICE decision making process. The proposed 
definition of WSI based on absolute QALY shortfall is too simplistic; it does not incorporate any wider societal impact outside of that 
directly applicable to the patient. As with the case for BoI, Janssen believes that the burden of proof should lie with the 
manufacturer, and proposes that manufacturers be permitted to submit additional evidence that demonstrates the societal impact 
of the disease. This evidence could include carer burden and the impact on other social services for patients and carers. 

Association of 
British Healthcare 
Industries 

Main = 
Question 2 
-- Other = 

Absolute QALY shortfall is inappropriate as a proxy and therefore other factors should be considered. As it stands only the wider 
societal impact that is directly applicable to the patient is consider and we believe this is too simplistic. 

AbbVie Main = 
Question 2 
-- Other = 

Yes, but AbbVie is concerned that wider societal impact (WSI) isn’t a proxy for wider societal benefit (WSB), which was the original 
remit of the DoH.  
 
1. WSI vs. WSB 
 
The consultation document discusses both wider societal benefit and wider societal impact, and concludes that “The conceptual 
framework for wider societal benefit cannot comfortably be integrated into the methodology of a NICE technology appraisal 
without mitigations for some effects that are considered to be unacceptable to society.” Therefore, NICE proposes that wider 
societal impact measured using the absolute QALY shortfall fits more easily into the current methods of technology appraisal. 
However, as with the calculation of proportional shortfall, the absolute shortfall is calculated entirely independently of the proposed 
new treatment. It is simply the loss in an individual’s capacity to engage with society as a result of living with a disease or condition, 
compared with their capacity to engage with society without the illness. This becomes problematic when a new treatment is 
developed in an area with a high WSI modifier, but the treatment itself has little or no impact in returning a person to work. In this 
case a high willingness to pay threshold based on the high WSI score would enable a higher price to be achieved for a drug that is 
potentially only marginally effective, and therefore may be an overestimation of the value of the product. 
 
Paragraphs 29-32 of the consultation document explain wider societal benefit highlighting that it is the impact of a treatment on the 
rest of society. Impact in this context means the balance (or net effect) of the treatment on patients’ contribution to society 
including, amongst other things, working in paid or unpaid employment, or taking care of someone (a child or a relative) and 
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receiving something paid for or provided by society, such as informal care, social care or universal credit. Intuitively this seems 
logical as the calculation specifically relates to the impact of a new treatment on a person’s health and their ability to contribute to 
society, rather than the impact of a disease on society. 
 
If WSI is incorporated into the methods guide as it is currently proposed, how will the specific benefits one treatment may have over 
another in returning a person to work be included given that the methods guide still assumes an NHS perspective to calculate cost-
effectiveness? Can it be argued that it is somehow included because work productivity and reduced carer burden are proportional 
to QALY gain with treatment? However, if this is not the case, then the Appraisal Committees need to be mindful of this and allow 
discretion where it may not be proportionate.  
 
To conclude, whilst AbbVie understands that it would be difficult to incorporate the concept of wider societal benefit into the 
current methods guide, it is unsure whether wider societal impact sufficiently captures what the DoH remit originally intended.  
 
2. Caregiver QALY calculations 
 
Currently, for diseases like Alzheimer’s and Parkinson’s disease it has been acceptable to add an arbitrary caregiver utility/disutility 
to the QALY calculations for an intervention. Is the intention that the wider societal impact modifier will replace this? If this is the 
case, AbbVie has the same concerns mentioned above that because the absolute QALY shortfall is not treatment specific, benefits of 
some treatments that do not alter caregiver HRQoL will benefit from a higher threshold which could potentially overestimate the 
value of the intervention to the NHS. 

Bayer Main = 
Question 2 
-- Other = 

Again, whilst we applaud NICE on the broadening of the definition of value in this review proposal, we do not believe there is 
enough detail in the definition of wider societal benefit and in the description of how it will apply in the context of the technology 
appraisal process to be able to comment on the appropriateness. See further comments below. 

Pfizer Main = 
Question 2 
-- Other = 

Pfizer agrees with the principle of incorporating the wider societal impact as an additional consideration in the current HTA 
methodology. We believe that diseases are imposing a substantial impact on society in terms of additional costs and burden and 
therefore it is fundamental to assess and reward the value of the associated wider societal benefits from medicines that treat these 
conditions. 
 
However, Pfizer has some concerns relating to the use of QALY shortfall as proxy for WSI and its application as a QALY modifier, 
which are outlined below:  
 
• Pfizer is concerned that the absolute shortfall in QALYs is too restrictive as a proxy for WSI as it does not capture the wider burden 
and resources consumed due to ill health. 
• Pfizer requests that manufacturers should be permitted to include, in HTA submissions, additional evidence on wider societal costs 
and benefits and that this is taken into account in decision making by Appraisal Committees. This additional evidence submitted 
could be captured in the cost per QALY calculation when appropriate or considered alongside the default WSI approach.  
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• Similarly to the BoI and other modifiers, the WSI modifier should only be applied positively to recognise the additional benefits of 
medicines treating conditions with high societal impact. More specifically, it would be inappropriate for diseases that are associated 
with low WSI to be assessed against a lower QALY threshold (i.e. expected to have an ICER of less than £20K - £30K to be 
recommended). Pfizer seeks confirmation that the WSI modifier will be applied positively in an appraisal setting.  
Finally, the consideration of wider societal benefits, including non-health wider societal cost savings, reduction of productivity costs, 
reduction of impact on carers etc should be included within the reference case of NICE HTA methodology for medicines.  
 
Pfizer notes that the use of absolute and proportional shortfall will only raise the applicable approval threshold above £20,000-
£30,000 per QALY if they are greater than the values of such shortfalls for displaced treatments. It is not clearly stated in the current 
consultation which values will be adopted by NICE. Until this is clarified it is not possible to confirm whether the approaches 
proposed for the use of absolute and proportional shortfall are acceptable. 

Boehringer 
Ingelheim 

Main = 
Question 2 
-- Other = 

Boehringer Ingelheim believes that using the absolute QALY shortfall is a pragmatic solution to incorporating the wider societal 
impact (WSI) of a condition, however takes issue that the proposed WSI does not specifically take into account many wider societal 
benefits such as a reduction in patient absenteeism due to illness or a reduced impact on carers. As the proposed conceptualising of 
WSI focuses upon burden of illness, the Appraisal Committee should consider additional evidence on wider societal benefits 
including non-health sector benefits. 

Bristol-Myers 
Squibb 
Pharmaceuticals 
Limited 

Main = 
Question 2 
-- Other = 

No.  
The proposed approach does not provide a specific mechanism to take into account the actual wider societal costs and benefits of a 
particular technology being appraised but rather focuses on the overall burden of illness in health terms and will therefore not 
adequately capture to societal impact offered by a particular technology.  
 
BMS therefore recommends that manufacturers should be permitted to submit specific additional evidence on wider societal 
benefits as part of the reference case and that this is taken into account in decision making by Appraisal Committees. 

Baxter Healthcare 
Ltd. 

Main = 
Question 2 
-- Other = 

2- The use of absolute QALY shortfall as a proxy to measure Wider Societal Impact (WSI). Further research could be beneficial to 
establish a more robust methodology. <--- REFERENCE TO ABPO VIEWS 
 
Having said that, we are concerned about the absence of detail in how these proposals would be calculated and work in practice 
whilst potentially adding further pressure on the manufacturers and the reviewers.  
 
Furthermore, the proposed changes do not take into account the weaknesses associated with QALY calculations – e.g. EQ5D is not 
sensitive enough in all disease areas e.g. mental health. We believe that in circumstances where QALY calculations do not fully 
capture aspects of the condition, there should always be an opportunity for the manufacturer to submit some additional 
information to support the case for severity. 

Association of the 
British 

Main = 
Question 2 

Partially. 
ABPI recognises that the use of absolute QALY shortfall is a pragmatic approach to measure wider societal impact (WSI). Although 
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Pharmaceutical 
Industry (ABPI) 

-- Other = age might still have an impact on the magnitude of this factor score, its influence on the decision making process seems mitigated as 
compared to the original “wider societal benefit” proposals. However, the proposed approach does not take into account the 
specific wider societal benefits of a new medicine (for example, benefits of getting people or their carers back to work more quickly, 
patient’s out-of-pocket costs) but rather focusses on the societal burden of the specific disease alone and only in terms of the 
impact on the patient. 
 
ABPI notes that for certain medicines the magnitude of societal benefits offered by a particular medicine will be substantial and will 
not be captured adequately by absolute QALY shortfall alone. 
 
ABPI recommends that manufacturers should be permitted to submit specific additional evidence on wider societal benefits and 
that this is taken into account in decision making by Appraisal Committees. When such evidence is submitted it should be 
considered alongside the default WSI approach. The consideration of wider societal benefits, including non-health sectors savings 
and reduction of productivity costs, should be included within the reference case for medicines when appropriate and agreed with 
the manufacturer at the scoping stage of an appraisal. 
 
ABPI proposes that, as for BoI, a large QALY weighting should also be applicable to this criterion in isolation.  
 
ABPI believes that other elements concerning societal perspective impacts, such as impact on patient’s family, carers and health 
care professionals, should be considered. When those elements cannot be quantified, they can be included in the “non-health 
objectives of the NHS” factor in a qualitative fashion. 
 
Appropriate calibration is required of this measure in order to ensure that the weightings that are applied are distributed in a 
meaningful way which is reflective of the benefits that medicines can provide. The theoretical range of absolute shortfall (roughly, 
anywhere between 0 and 80 QALYs) is much wider than the range of observed values in the sample of historical medicines 
presented in the NICE illustrative table, where there are no shortfall values higher than 37 QALYs). 

Ferring 
Pharmaceuticals 
Ltd. 

Main = 
Question 2 
-- Other = 

Ferring feels that there is uncertainty regarding the evidence that may be submitted to demonstrate wider societal impact, and a 
lack of direction as to how innovation is measured. Ferring therefore recommends that guidance on appropriate evidence is 
published prior to the introduction of VBA. 

American 
Pharmaceutical 
Group (APG) 

Main = 
Question 2 
-- Other = 

The APG feels that WSI is narrow in its approach in that it does not consider benefits beyond those which are a direct burden to the 
wider society. For example it does not consider the benefits of reducing carer responsibilities of close family members and friends, 
neither does it consider any potential reductions in personal cost to the patient. 
 
We would therefore urge NICE Appraisal Committees to consider additional evidence from manufacturers regarding wider societal 
benefits. 

Takeda UK Ltd Main = TAKEDA UK recognises that the use of absolute QALY shortfall is a pragmatic approach to measure wider societal impact (WSI). 
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Question 2 
-- Other = 

Although age might still have an impact on the magnitude of this factor score, its influence on the decision making process seems 
mitigated as compared to the original “wider societal benefit” proposals. However, the proposed approach does not take into 
account the specific wider societal benefits of a new medicine (for example, benefits of getting people or their carers back to work 
more quickly, patient’s out-of-pocket costs) but rather focusses on the societal burden of the specific disease alone and only in 
terms of the impact on the patient.  
 
TAKEDA UK notes that for certain medicines the magnitude of societal benefits offered by a particular medicine will be substantial 
but will not be captured adequately by absolute QALY shortfall alone.  
 
TAKEDA UK recommends that manufacturers should be permitted to submit specific additional evidence on wider societal benefits 
and that this is taken into account in decision making by Appraisal Committees. When such evidence is submitted it should be 
considered alongside the default WSI approach. The consideration of wider societal benefits, including non-health sectors savings 
and reduction of productivity costs, should be included within the reference case for medicines when appropriate and agreed with 
the manufacturer at the scoping stage of an appraisal.  
 
TAKEDA UK proposes that, as for BoI, a large QALY weighting should also be applicable to this criterion in isolation. 
 
TAKEDA UK believes that other elements concerning societal perspective impacts, such as impact on patient’s family, carers and 
health care professionals, should be considered. When those elements cannot be quantified, they can be included in the “non-
health objectives of the NHS” factor in a qualitative fashion. 
 
Appropriate calibration is required of this measure in order to ensure that the weightings that are applied are distributed in a 
meaningful way which is reflective of the benefits that medicines can provide. The theoretical range of absolute shortfall (roughly, 
anywhere between 0 and 80 QALYs) is much wider than the range of observed values in the sample of historical medicines 
presented in the NICE illustrative table, where there are no shortfall values higher than 37 QALYs). 

Office of Health 
Economics 

Main = 
Question 2 
-- Other = 

It is our understanding that the purpose of including the wider societal impact (WSI) as part of the terms of reference for VBA is to 
capture the value to society provided by health care technologies in addition to health benefits. The extra benefits to society of 
improving the health of a patient population include reduced carer burden, improved health of family and friends, reduced costs 
outside the NHS and personal social services, and increased net productivity contributions. Absolute QALY shortfall, which captures 
length of life and health-related quality of life forgone by the patient population suffering from the condition to be treated, does not 
adequately reflect the wider societal impact of that condition, nor of any treatment of that condition. 
 
However, we acknowledge the equity implications of rewarding products for their wider economic impact. We consider it would not 
be fair for the HTA process to value technologies for patient populations that are on average less economically productive (for 
example, older people and those with conditions that prevent them from working) as less important than technologies intended for 
other populations, all else equal. 
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We propose that any other wider societal impacts (excluding net productivity impacts, which we consider should not be included at 
all) should be measured directly where they are significant. To incentivise manufacturers to collect and present data for these, it is 
important that NICE provides an explicit signal that it is committed to considering such evidence as part of the reference case 
analysis. 
 
It is also important to avoid double counting of benefits that may come under the other value elements, particularly “health-related 
quality of life inadequately captured”. Guidance from NICE on avoiding double counting would be desirable. 
 
In addition, for both proportional and absolute shortfall, appropriate calibration is required to ensure that the weightings that are 
applied are distributed in a meaningful way. The theoretical range of absolute shortfall (roughly, between 0 and 80 QALYs) is much 
wider than the range of observed values in the sample of historical medicines presented in the NICE illustrative table, where no 
shortfall value exceeds 37 QALYs.  
 
Finally, for both the proportional and absolute QALY shortfall measures, it is important that it is demonstrated clearly how the 
averages reported in the illustrative table are calculated. 

ThromboGenics 
N.V. 

Main = 
Question 2 
-- Other = 

• We fully appreciate that the previous framework and approach for calculating wider societal benefit was conceptually difficult and 
gave rise to equality and discrimination concerns. 
 
• Nevertheless, the remit of a NICE Health Technology Appraisal is to consider the comparative clinical and cost-effectiveness of a 
technology within its licensed indication. Instead, the proposed VBA approach is based on perceived public values and, in particular, 
how we think about diseases or conditions. As such, it feels similar to the process of “disease modifiers” which has been in use by 
the Scottish Medicines Consortium (SMC) for many years. However, these disease modifiers have been criticised for being 
inconsistently and imprecisely applied [1]. This approach fails to provide a new, transparent framework for how we capture and 
recognise the value of individual treatments in a particular group or sub-group of patients in a particular setting.  
 
• Whilst we welcome the inclusion of measures to reflect the BOI and the WSI of a condition in principle, we are concerned that the 
approach being suggested only serves to reinforce NICE’s reliance on the QALY as a measure of health outcomes. There is a 
significant body of literature and opinion suggesting that cancer medicines, and other medicines for some of the rarer conditions, 
are poorly-served by existing NICE technology appraisal methods, and by the QALY in particular [2]. NICE has made negative 
recommendations about a number of innovative drugs, (such as the breast cancer drugs Tyverb and Herceptin) based only on 
incremental cost per QALY. We are concerned, therefore, that using the QALY (when applying either the absolute and proportionate 
criteria) as measures or proxy measures for these two modifiers could result in fewer medicines for these rare and specialist 
conditions being approved by NICE, rather than more, as they won’t be considered cost-effective. 
 
[1] Rare Disease UK, 1st December 2012, Rare Disease UK, 
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https://www.scottish.parliament.uk/S4_PublicPetitionsCommittee/General%20Documents/PE1398_N_Petitioner_01.12.11.pdf last 
accessed 17/06/14  
 
[2] NICE and the challenge of cancer drugs, 13th January 2009, BMJ Online Journal, http://www.bmj.com/content/338/bmj.b67 last 
accessed 17/06/14; Limits to using QALYS in Cancer, 3rd August 2010, Office of Health Economics, 
http://news.ohe.org/2010/08/03/limits-to-using-qalys-in-cancer/ last accessed 17/06/14; and Researchers claim NHS drug decisions 
'are flawed', 24th January 2013, BBC Online, http://www.bbc.co.uk/news/health-21170445 last accessed 17/06/14. 

Napp 
Pharmaceuticals 
Limited 

Main = 
Question 2 
-- Other = 

Consideration should be given on how benefits of a medicine extend beyond the immediate impact on the individual patient. This 
could include any impact on family members, carers (employment, travel costs, etc.), reductions in home visits by health care 
professionals 

Sanofi Pasteur MSD Main = 
Question 2 
-- Other = 

In principle, absolute QALY shortfall appears to be appropriate reasonable proxy wider societal impact. However, there must be 
clear guidance on evidence requirements. This is particularly important in the case of public health and preventative measures, 
where multiple strains of a pathogen might have different effects, or where a preventative measure such as vaccination protects 
against multiple disease outcomes caused by the same pathogen. We do not believe that the current proposed changes to the 
Guide to the Methods of Technology Appraisal provide adequate guidance on these key imperatives. In the case of preventative 
interventions, concern has also been raised over whether 'moment of intervention' is the appropriate and fair starting point for the 
absolute QALY shortfall calculation. More generally, it is concerning that the VBA consultation so far has not explicitly accounted for 
preventative healthcare interventions such as vaccination. This is despite the fact that the Joint Committee on Vaccination and 
Immunisation (JCVI) utilises and follows the NICE Guide to the Methods of Technology Appraisal. Thus, any change to the NICE 
Reference Case reflecting VBA will also affect, in theory, the economic evaluation of vaccines. This is a matter that has yet to be 
satisfactorily addressed. 

Lilly UK Main = 
Question 2 
-- Other = 

No. While the absolute QALY shortfall may provide a proxy of the impact of a condition on the patient, it fails to estimate the value 
of a technology to society more broadly. We recommend an additional aspect to the process whereby manufacturers submit 
relevant information on the technology’s impact on society. This information is then considered by the committee, allowing them to 
judge the technology’s impact against a set of pre-defined societal factors. These will then be aggregated and weighted to allow the 
cost-effectiveness threshold to be modified to reflect the broader value of the technology to society. 
 
Lilly supports the principle of evaluating the wider societal impact of a new technology, beyond the direct impact to the patient’s 
health. One of the intentions behind the government’s reform of the NICE technology assessment process was to introduce more 
formalised assessment of indirect impacts of new technologies. We agree with the move away from the original Department of 
Health proposal which was biased against elderly patients and females. 
 
However, we think that the alternative proposal from NICE to refocus the evaluation onto a patient-only measure through the 
surrogate of absolute QALY shortfall (also known as WSI) is fundamentally limited. The concept of introducing WSI to reflect that 
illnesses have both a clinical and social impact on a patient is to be applauded. Unfortunately, using absolute QALY shortfall as a 
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surrogate for societal impact fails to capture the large social burden of some conditions and remains ageist. This can be clearly seen 
in the worked examples of proportional and absolute QALY shortfall provided alongside this consultation. Alzheimer’s disease 
received an absolute QALY shortfall of only seven, a low figure compared to the other conditions listed. But it is well documented 
that Alzheimer’s disease is associated with significant costs to the patient’s carer and the social care system and an accurate 
measure of WSI should reflect this. 
 
Therefore, Lilly suggests that NICE implements the evaluation of WSI to capture both the patient impact, but also the societal 
impact. The patient impact is estimated through the measure of absolute QALY shortfall, whilst societal impact must be captured 
and measured by looking at additional factors. Based on the manufacturers’ submission of additional relevant information, these 
factors should capture the broader impact on society that a new technology may have. A (non-exhaustive) list of these key factors 
would include: 
i) impact of the disease on non-health tax-funded systems (social care, education, criminal justice, welfare payments) 
ii) carer (lost) productivity 
iii) carer quality of life 
While absolute QALY shortfall is readily measurable, the societal impacts may be more challenging to quantify, in a non-ageist and 
non-discriminatory way. We suggest, for consideration, an approach whereby each identified societal impact (including the three 
listed above as examples) is captured in a pre-defined table with qualitative classification (such as “none”, “low”, “moderate”, 
“high”) and with pre-defined weightings or values. These weights will be aggregated and then combined with the measure of 
absolute QALY shortfall, to give an overall value for WSI for the technology. As originally proposed, the WSI will be used to modify 
the cost-effectiveness threshold, meaning products with a higher WSI will be given a higher threshold, reflecting their true value to 
both the patient, and society. While we recognise that developing the weightings and table may be non-trivial, it will have the 
advantage of being a transparent and predictable system with the potential to enable a fairer assessment of a technology’s societal 
impact. 

Eisai Ltd Main = 
Question 2 
-- Other = 

No. 
This approach does not provide a mechanism to take into account the specific wider societal benefits of a new medicine but rather 
focusses on the societal burden of the specific disease and only in terms of the impact on the patient. The consideration of wider 
societal impact, including costs and benefits to carers and their families should be included as the base case where appropriate. The 
concern of ageism remains as any approach to wider societal benefit will inevitably take age into account to some degree. 
 
There are considerable data challenges associated with calculating the QALY shortfalls. Appraisal Committees rarely, if ever, take the 
data submitted by manufacturers at face value. Some of this data is also used in the calculation of the QALY shortfalls and will be 
subject the same sorts of uncertainties as the other clinical and cost effectiveness data. Manufacturers should be permitted to 
submit specific additional evidence on wider societal impact that this is taken into account in decision making by Appraisal 
Committees. 

Celgene Ltd Main = 
Question 2 

Partially. 
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-- Other = Absolute QALY shortfall is potentially an acceptable measure of disease severity, when the condition tends to be chronic and affects 

non-elderly patients. It can reflect the burden of illness in terms of the impact of the condition on both the individual patient’s 
health, and in turn the impact of patients’ health status on their carers or dependents. 
 
However, this measure may not always fully capture the wider societal impact in terms of non-health benefits of treatment, for 
example allowing patients (and/or carers and dependents) to be able to return to work or education. We recognise that historically 
NICE has taken only a NHS and PSS perspective and there may be challenges in measuring these non-health benefits (eg; returning 
to work or education, etc). However consideration of these benefits is not uncommon in other EU countries and does represent a 
more holistic approach in line with Treasury guidance. We therefore propose that the option for manufacturers to submit 
supplementary evidence on non-health ‘societal’ benefits should be allowed, and a system agreed for incorporating that evidence in 
decision making.  
 
We also suggest that ‘wider societal impact’ is a misnomer and potentially misleading, if what is primarily/only measured is absolute 
QALY shortfall. Previous references to ‘societal’ perspective by NICE (eg; in Methods Guide) clearly indicate this to mean capturing 
important non-health benefits. If additional evidence from manufacturers on non-health benefits is typically considered under wider 
societal impact (WSI), then this becomes less of a misnomer. 

AstraZeneca Main = 
Question 2 
-- Other = 

AstraZeneca supports the ABPI response to this question. 

Lay Member - 
Committee D 

Main = 
Question 2 
-- Other = 

No. I have several points to make here. 
1. The Department of Health’s original vision of wider societal impact was intended to take account of what economists call 
externalities, and took a broad view of wider societal impact. 
2. NICE ‘s proposal rightly changes that broad interpretation of wider societal impact, aiming to remove the inbuilt discrimination 
against people with disabilities and elderly people. NICE’s narrower interpretation is about a person’s capacity to engage with 
society, and this concept need not discriminate against elderly or disabled people. 
3. Absolute QALY shortfall seems to have no clear or special relationship with this notion of a person’s capacity to engage with 
society. It is not a reasonable proxy for that concept. 
4. Absolute QALY shortfall inevitably discriminates against older people, and thus appears to be in breach of The Equality Act, and in 
particular the public sector equality duty (see http://www.legislation.gov.uk/ukpga/2010/15/section/149) 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 
Question 2 
-- Other = 

Not necessarily, as disease may have a rather different impact on participation. This can be captured via SF36, but not if QALYs are 
estimated with other instruments. Also, the proposal suggests to set a maximum cumulative(!) weight in circumstances where all 
modifiers apply (see e.g. paragraph 16). By considering QALY shortfall in relative and absolute terms for the attributes “burden of 
illness” and “wider societal impact” respectively, double-counting will inevitably occur. 
 
Furthermore, an absolute QALY gain can be the result of extended life expectancy only (as outlined in paragraph 32). Where quality 
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and length of life are meant to have the same value (see e.g. paragraph 7), it is questionable that the QALY adequately measures 
how well a person with a certain impairing condition (who is able to live longer due to a new treatment but with no improvement of 
the impairment itself, thus leaving his/her quality of life unaffected) will actually be capable “to engage with society” (see paragraph 
14). Therefore, I would not think that absolute QALY shortfall will warrant a reasonable estimate of the wider societal impact of a 
condition. 

Individual Main = 
Question 2 
-- Other = 

No. 
 
A shortfall is QALY is a poor proxy for the effects of treatments on diseases, and will result in a substantial bias towards life 
extending therapies, as opposed to life improving therapies. It also omits the critical concept of productivity gains. The ability to 
return people to paid or unpaid work is widely seen as an important outcome, and is not captured in the proposed QALY shortfall 
method.  
 
The work that has been done using the ASHE data (net societal benefit by EQ-5D value) looks to methodologically excellent, and 
should be a starting point required for all NICE submissions for consideration by the committee (with the proposed merging of 
gender data). Using this data it would be relatively simple to calculate the difference a treatment would make to society, and the 
methodology can be improved as it is used. From any given treatment, society will either benefit or have costs imposed more widely 
than in the direct cost per QALY calculation. Not showing these calculations does not make the effects any less real. 
 
Had the makeup of the panel discussing the proposals been different, this may have been raised as an issue earlier; of the four 
patient group representatives listed, all four represent oncology focussed groups. The inclusion of patient groups representing 
primarily working age populations with quality of life (rather than length of life) implications may have altered this, for example 
those representing headache/migraine groups, chronic pain conditions, or autoimmune diseases - where work and care 
requirements are a key issue faced by sufferers, and a main benefit of treatment. 

Healthcare 
Improvement 
Scotland 

Main = 
Question 2 
-- Other = 

We note the consultation’s proposals for dealing with wider societal impact compared with previous approaches which have been 
proposed and discussed in the Methods Working Party based on the work of the Department of Health. The consultation proposal 
seems like a helpful, pragmatic solution and avoids overly complex calculations being used to derive the modifier. The previously 
proposed approach had some issues with regard to the equity implications of using productivity as a marker (age/sex biases given 
wage patterns etc) which are avoided in the proposed approach. 

All Wales 
Therapeutics and 
Toxicology Centre 

Main = 
Question 2 
-- Other = 

DoH / NICE proposes that wider societal impacts are considered. Societal shortfall defines the loss in an individual’s societal function 
as a result of living with a disease or condition compared with the total amount of future societal function possible without the 
illness. The higher the shortfall, the larger the impact of future societal function. The absolute QALY shortfall aims to reflect this by 
measuring the notional loss, in QALYs, to a person from having a disease/condition, with existing treatment regardless of any new 
treatment. 
 
Absolute shortfall is measured by subtracting the total QALYs expected as a consequence of having the condition from the total 
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QALYs expected for people with the same age and gender distribution without the condition. AWTTC’s technical considerations are 
provided in the paragraphs above. 
 
The fundamental point is whether societal contribution is within the domain of the NHS, and whether NHS funding should be 
directed at improving wealth (as proxied by the absolute QALY shortfall). The AWMSG does consider the broader societal impact in 
its appraisal process. “AWMSG will consider whether the medicine has an impact on nonhealth benefits that are not captured in the 
quality-adjusted life year (QALY) (e.g. impact on families and carers, work and schooling), costs to sectors outside the NHS / PSS such 
as educational services, and productivity losses attributable to changes in health outcomes.” 
 
The proposed ‘absolute QALY shortfall’ approach represents a useful proxy for health -related impacts on societal contribution. 
However, it assumes that a QALY shortfall has equal impact on societal contribution regardless of the nature of the QALY shortfall. 
There are significant differences in lifetime productivity e.g. between a QALY shortfall that mainly comprises of reduced life 
expectancy and. One which mainly comprises of impaired quality of life over a long duration. 
 
A further complication is that the absolute QALY shortfall is also part of the calculation for the proportional QALY shortfall, and so 
there will be further double counting, and the resulting interaction between the ICER, the proportional and absolute QALY shortfalls 
is not immediately apparent. 
 
For these reasons, the AWTTC is less persuaded that the QALY shortfall approach adequately captures the broader 
societal impacts as intended. 

NCC - Mental 
Health 

Main = 
Question 2 
-- Other = 

As long as length and quality of life has a value to society, and given that the alternative approach of considering the wider societal 
benefit is against NICE principles regarding inequalities, I think that the absolute QALY shortfall can be used as a proxy for the wider 
societal impact of a condition. 

Consultant in 
Public Health 

Main = 
Question 2 
-- Other = 

Extending the range of the QALY to assumptions about Wider Social Benefit in the form of social functioning is not immediately 
intuitive. There is an assumption that Health Related Quality of Life and social functioning are well correlated however a poor health 
related quality of life may not in itself be associated with limited participation in society. 

12 GM CCGs Main = 
Question 2 
-- Other = 

This is intuitively acceptable, but again potentially subjective and subject to bias. 
This becomes more important if a multiplier is applied and (incorrectly) over or under values certain conditions/ circumstances. 
A major shortfall is the issue of comorbidities. Academically validated, commercially available risk stratification tools consistently 
find that burden of illness and wider consumption of health and social care resources is not impacted by which disease person has, 
so much as how many long term conditions a person has. Confidence in services as much as support and treatments is often a 
bigger driver as the particular treatment used. 
 
We cannot see how this has been accounted for in the assessment of shortfall, which appears to be disease specific. Many long term 
conditions have related, associated or disease or ill health e.g. Diabetes and CVD, asthma and allergy, COPD and depression 
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Genetic Alliance UK Main = 

Question 2 
-- Other = 

Please see the general comments regarding the use of QALYs in response to Question 1. 
 
Specific concerns with WSI  
We agree with NICE that the method proposed by the Department of Health for the calculation of Wider Societal Benefits would be 
incompatible with NICE’s technology appraisal methodology and the position on equitable access that both NICE and the NHS work 
towards. We welcome NICE’s movement away from a model that equates economic productivity with wider societal benefit, and 
their undertaking to devise a more suitable framework. 
 
NICE have proposed using a calculation of ‘societal shortfall’ from QALYs as a proximate measure of the impact that an individual’s 
condition can have on society. Genetic Alliance UK believes that any measurement of the WSI of a medicine necessitates 
consideration of qualitative evidence from the families and carers of patients who have received it, and cannot be accurately 
extrapolated from changes in the health of the patient themselves. Even small gains in health or independence for an individual 
patient can disproportionately impact on the quality of life and wellbeing of their family and carers. In the proposed model for WSI, 
this non-linear relationship between individual health and wider impact is invisible, resulting in NICE insufficiently recognising or 
valuing the tangible benefits that a medicine can have beyond an individual patient. 
 
We believe there is a breadth of factors and evidence that NICE should consider under WSI. This includes, but is not limited to: the 
ability of a patient/ family member/ carer to return to work; the enablement of family holidays or days out; the ability of a patient 
and/or their siblings to enter mainstream education; the relief of financial burden on a patient or their family; the ability to live 
further from hospital or have a reduced need for social services or residential homes; the ability of a patient/ family member/ carer 
to establish and maintain relationships or have a family. A thorough understanding by stakeholders of what is within and outside of 
scope for WSI and the types of evidence required will ensure that, even when not based on numerical calculations, WSI can be 
applied consistently, transparently and predictably. Genetic Alliance UK would welcome further opportunities for patient groups 
and other stakeholders to engage with NICE in order to develop informative guidance on what should be included in evidence 
submissions to be considered under WSI.  
 
Genetic Alliance UK would like to note that the net result of the ‘societal shortfall’ model of WSI calculation will be to attribute 
additional value to those medicines that prolong life. This is distinct from the purported aim of WSI, which is to value those 
medicines that have a genuine positive impact on a patient’s family, carers or wider community. We feel that opportunities already 
exist within the current NICE criteria to appropriately value those medicines that improve life expectancy, including within the 
proposed BoI calculations. We would like to see WSI taken as an opportunity to consider new evidence that specifically examines 
the potential benefits experienced by a patient’s family, carers or wider community. 

Multiple Sclerosis 
Trust 

Main = 
Question 2 
-- Other = 

No. 
 
The MS Trust welcomes any attempt by NICE to capture a wider range of potential costs and benefits offered by new treatments 
and technologies. 
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But we are concerned that the chosen measure, ‘wider societal impact’, only measures the impact of a treatment on an individual’s 
life expectancy and health-related quality of life. It does not take into account the potentially significant and cost-saving benefits to 
families, carers, and society as a whole.  
 
These benefits need not be financial: if the person with MS is in better health, their supporting family and carers may also be in 
better health. Families and unpaid carers are more likely to work and participate in education, and are less likely to experience care-
giving related ill-health, particularly anxiety and depression, which are themselves a cost to society and to the NHS.  
Therefore, ‘wider societal impact’ seems to represent another measure of the individual’s burden of illness, rather than genuinely 
reflecting the social impacts of a new treatment on others.  
 
However, the MS Trust recognises that absolute QALY shortfall is a reasonable measure to capture unmet medical need – but not 
societal benefit – as very often the lack of alternative MS treatments will lead to a greater QALY loss over an individual’s lifetime. 
But improvements in life expectancy or health related quality of life are not a complete measure of unmet medical need: mode of 
administration (eg oral v. injectable), side effect profile etc, also have a value in how a patient perceives treatment, and therefore 
whether they are likely to comply and adhere long-term, without which the treatment may have no medical or societal benefit. 

Specialised 
Healthcare Alliance 
(SHCA) 

Main = 
Question 2 
-- Other = 

The Alliance welcomes the opportunity presented by the wider societal impact (WSI) measure to capture a wider range of potential 
benefits offered by new treatments and technologies.  
 
However, the proxy NICE has chosen is limiting insofar as it measures only the impact of a treatment on an individual’s life 
expectancy and health-related quality of life (HRQoL), and does not taken into account broader benefits to families and carers, as 
well as society as a whole. As a result, the Alliance would raise concerns that WSI may in effect constitute another measure for 
burden of illness for the individual, rather than a genuine reflection of the social impacts of a new treatment on others.  
 
Nonetheless, the Alliance recognises the ability of absolute QALY shortfall in capturing unmet medical need, as the lack of 
alternative treatments generally leads to a greater QALY loss over an individual’s lifetime. However, it should be recognised that 
unmet needs are not always reflected through an improvement in life expectancy or HRQoL. The Alliance would therefore favour a 
more holistic approach to considering wider societal impact, which would enable, for example, greater value to be attached to a 
medicine which can be taken by a patient at home rather than in hospital, even if similarly efficacious. 

Rarer Cancers 
Foundation 

Main = 
Question 2 
-- Other = 

We note NICE’s acknowledgement that, “any approach that aims to capture wider societal benefit or impact will inevitably take age 
into account to some degree. However broadly the concept is drawn, our age has an impact on what we are able to contribute and 
what we take from society.” (5) 
 
Although the statement that, “Committees will not use the age of people with particular conditions as the basis for deciding 
whether or not the NHS should offer new treatments” is welcome, we retain concerns that conditions which occur mainly in older 
people (such as many rarer cancers) will be disadvantaged (6). There is, after all, little point in establishing a modifier if the 
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consequences of this modifier are not then applied. 
 
One way of doing this would be to retain the End of Life Criteria, in addition to the burden of illness modifier and make clear to 
committees that the maximum flexibility should be made available for all treatments which meet the Criteria. 
 
(5) NICE, Consultation paper: Value Based Assessment of health technologies, April 2014, paragraph 35 
(6) NICE, Consultation paper: Value Based Assessment of health technologies, April 2014, paragraph 36 

Target Ovarian 
Cancer 

Main = 
Question 2 
-- Other = 

No. Target Ovarian Cancer is concerned that the use of absolute QALY shortfall inherently disadvantages patients on the basis of 
their age. Almost half of all women diagnosed with ovarian cancer are in their 60s or 70s, and over 80 per cent of ovarian cancer 
deaths are in women aged 60 and over (National Cancer Intelligence Network). This potential for age discrimination has a much 
wider impact however as the risk of most cancers – and many other diseases - increases with age. Target Ovarian Cancer believes 
that it will be extremely important to include clear and robust safeguards in the revised guidance to ensure that older patients are 
not disadvantaged by the absolute QALY shortfall method. 

Meningitis 
Research 
Foundation 

Main = 
Question 2 
-- Other = 

We are of the opinion that absolute QALY shortfall provides a reasonable proxy for wider societal impact of a condition. We agree 
that this is preferable to using wider societal benefit, which is likely to discriminate against both the young and the old and be 
sensitive to gender. However, we have the same concerns about the measurement of this as we do regarding the measurement of 
proportional QALY shortfall (see answer to question 1).  
 
Therefore, we are of the opinion that stakeholders should be consulted regarding whether the calculated wider societal impact 
(absolute QALY shortfall) for given conditions is appropriate and suitable for the HTA under consideration. We also urge NICE to look 
into alternatives to the EQ-5D for more complete and accurate quantification of QoL in children. 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
Question 2 
-- Other = 

No. 
 
Firstly, RNIB does not support the concept of Wider Societal Benefits. We are pleased that NICE is only referring to Wider Societal 
Impacts (WSI) in this consultation and welcome the shift away from assessing the value of a medication on its ability to keep people 
in work and contributing towards the economy. 
 
Secondly, we believe that absolute QALY shortfall does not provide a reasonable proxy for the WSI of a condition. This calculation is 
sensitive to the age at which people are diagnosed with the condition and is therefore discriminatory to older people. For example, 
the calculation places more importance on diseases with a longer duration than those with shorter durations. 
 
The calculation for WSI does not look at or measure how a person actually interacts with society. We appreciate that this is difficult 
to measure (ie what evidence could be used?); however, NICE has made no attempt to go beyond the use of QALYs which only 
measure direct health benefits. As mentioned above, we believe QALYs do not represent a balanced picture of the benefits of a 
treatment and feel that they - on their own - should not be used to measure WSI. 
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Qualitative evidence from patient groups, patients and their families/carers must be taken into account, otherwise impact a 
medicine could have on society will not be fully understood. For example, even a small improvement in a person's sight can mean 
that they can maintain their independence and get out and about. This in turn could free up their carer (ie family member) to return 
to employment. Similarly, early intervention to save someone's sight could save knock on costs to social care services. 

Pancreatic Cancer 
UK 

Main = 
Question 2 
-- Other = 

No. 
 
Comments about not knowing how the new system would be applied by committees, set out in 1. above, also apply here. 
 
We have concerns that the way the proposal is framed the age of patients with a particular condition, for example pancreatic 
cancer, could count against drugs for cancer patients (given the likelihood of getting cancer increases with age). We note that this 
problem is identified within the consultation document but no clear-cut solution is put forward. Again, the retention of specific End 
of Life criteria might be needed to help counterbalance this issue. 
 
We are also worried that the current definition of wider societal impact remains too narrow, not taking into account a full range of 
factors that determine ‘quality of life’. Quantifying the value of pure time - an extra month or two with loved ones, marking some 
significant life milestones like making a wedding, seeing a birthday or another Christmas, those with young families hope to live a 
little longer so their children might form some memories of them – are of huge importance to many patients, despite the toxicity of 
a particular drug. It is about allowing the choice. 

Breast Cancer Care Main = 
Question 2 
-- Other = 

Breast Cancer Care has concerns about the use of 'absolute QALY shortfall' as a proxy for wider societal impact and we are unsure of 
what results this would produce when put into practice. We also have concerns that this is a very narrow way of measuring the 
impact on society of a drug technology and it seems unlikely to adequately capture the value cancer drugs provide for patients and 
carers and their family and friends.  
 
As a breast cancer charity, we would particularly highlight how important it is that NICE evaluation methods do not inadvertently 
result in the under-valuation of treatments for women and for older people. This is a particularly pertinent issue for breast cancer 
patients as the overwhelming majority are women (around 99%) and breast cancer risk increases with age, with around 80% of 
breast cancer cases diagnosed in the over 50s, and around a quarter diagnosed in women aged 75 and over [statistics from Cancer 
Research UK web site, 2014]. Older people are less likely to participate in paid employment and women are more likely to undertake 
unpaid caring responsibilities outside of the labour market that may not be deemed as valuable in an abstract analysis of societal 
impact. The consultation document concedes that ‘approaches to capture wider societal impact will inevitably take age into account 
to some degree’. It also clear from supplementary background papers that an analysis on the grounds of 'absolute shortfall' is more 
likely to be weighted towards younger patients (older patients having less time left to 'contribute to society'). Although the 
consultation document contains strongly worded reassurances that NICE will not be guided by any results that discriminate on the 
grounds of age or other 'protected characteristics' under equality legislation, the document does not give any details about how this 
will be achieved. As a public sector body, the NHS has a duty not only to ensure that discrimination does not take place, but also to 
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actively promote equality and this consultation document does not give sufficient reassurances that this will be the case when it 
comes to the availability of medicines.  
 
We also have concerns that it is likely that the proposed societal impact analysis will not sufficiently value secondary breast cancer 
drugs that are effective in that they control disease and extend life, but are not curative. We are very concerned that clinically 
effective treatments for secondary breast cancer patients may be low-scoring in this method of analysing wider societal impact. 

Prostate Cancer UK Main = 
Question 2 
-- Other = 

No.  
 
We are concerned that wider societal impact calculations are vulnerable to age this is particularly true of prostate cancer. 
 
We also believe that any measurement of wider societal impact should have at its core consideration of evidence from a patient’s 
family and carers. The NICE proposal focuses on changes in health of an individual by using ‘societal shortfall’ and extrapolating 
from this to the wider benefits of a medicine. We do not see this as a suitable proxy measure. Any small change in a man’s health 
and independence can have a significant impact on their family or carers. The current WSI proposals assume a direct link between a 
man’s health and wider societal benefits, but this does not reflect the reality. As a result, we fear WSI will be undervalued and many 
of the tangible benefits beyond those that can be assumed from improved patient health will be overlooked by the NICE Appraisal 
Committee. 
 
We believe there are a number of factors that could be considered under wider societal impact that are not currently captured by 
NICE’s WSI proposal. These include, but are not limited to: the ability of a patient/ family member/ carer to return to work; the 
ability of a patient and/or their siblings to enter mainstream education; the relief of financial burden on a man or their family; 
reduced need for social services or residential homes; the ability of a patient/family member/carer to establish and maintain 
relationships or have a family. We appreciate the difficulty in providing quantitative measures for these factors; instead it is a 
qualitative consideration of these factors which could give this measure more depth to enable better informed decision making.  
 
We would welcome further opportunities for Prostate Cancer UK and other stakeholders to engage with NICE in order to develop 
informative guidance on these factors. 

Patients Involved in 
NICE (PIN) 

Main = 
Question 2 
-- Other = 

No.  
 
In addition to our dissatisfaction with how QALYs are calculated and reported (see above), we are concerned that wider societal 
impact (WSI) calculations are vulnerable to age, as well as additional factors which are linked to economic productivity, such as 
gender. 
 
We also believe that any measurement of wider societal impact should have at its core consideration of evidence from a patient’s 
family and carers. The NICE proposal focuses on changes in health of an individual by using ‘societal shortfall’ and extrapolating 
from this to the wider benefits of a medicine. We do not see this as a suitable proxy measure. Any small change in a patient’s health 
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and independence can have a significant impact on their family or carers. The current WSI proposals assume a direct link between 
patient health and wider societal benefits, but this does not reflect the reality. As a result, we fear WSI will be undervalued and 
many of the tangible benefits beyond those that can be assumed from improved patient health will be overlooked by the NICE 
Appraisal Committee. 
 
We believe there are a number of factors that could be considered under wider societal impact that are not currently captured by 
NICE’s WSI proposal. These include, but are not limited to: the ability of a patient/family member/carer to return to work; the ability 
of a patient and/or their siblings to enter mainstream education; the relief of financial burden on a patient or their family; reduced 
need for social services or residential homes; the ability of a patient/family member/carer to establish and maintain relationships or 
have a family. We appreciate the difficulty in providing quantitative measures for these factors. As a result, we feel that a qualitative 
consideration of these factors could give this measure more depth, and enable better informed decision making.  
 
We would welcome further opportunities for patient groups and other stakeholders to engage with NICE in order to develop 
informative guidance on these factors. 

CLL Support 
Association 

Main = 
Question 2 
-- Other = 

No.  
 
The concept of 'wider societal impact' being measured by the absolute QALY would impact adversely on people with chronic 
diseases, the elderly and those with disabilities. We believe that 'all patients should be able to access the drugs and treatments that 
their doctors think they need' as stated by the Government in 2010. 
 
There are other ways in which people can contribute to the 'wider society' other than paying into the exchequer. There does not 
appear to be any consideration of charity work, childcare and other work that benefits society and at the same time relieves the 
government of financial expenditure. 
 
We do not support any metric that tries to measure the 'wider societal impact' as this can be considered to be discriminatory and 
perhaps in breach of the 'Duty as to reducing inequalities' section of the Health and Social Care Act. 

National 
Rheumatoid 
Arthritis Society 

Main = 
Question 2 
-- Other = 

No.  
 
We note comments from NICE that they are: “concerned…wider societal impact (WSI) calculations are vulnerable to age, as well as 
additional factors which are linked to economic productivity, such as gender.” It is instructive to note that RA is more common in 
women than men and the majority of people affected are of working age (NRAS, Invisible Disease: Rheumatoid Arthritis and Chronic 
Fatigue, 2014).  
 
We support comments made by Patients Involved in NICE that any measurement of wider societal impact should consider evidence 
from a patient’s family and carers, and that societal shortfall is not a suitable proxy measure. 
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The exact range of factors to be considered under the umbrella term of wider societal impact ought to be the subject of a public 
consultation and agreed with patient organisations and other NICE stakeholders. 

Cancer52 Main = 
Question 2 
-- Other = 

No. See comments to 1 above. In addition, the proxy status is highly tenuous given the claim made that it reflects a ‘person’s 
capacity to engage with society’. We ask, as we have previously, that NICE instead introduce the relevant social sciences (and their 
practitioners) into both the assessment and appraisal environments. 

Motor Neurone 
Disease Association 

Main = 
Question 2 
-- Other = 

No. We welcome the shift from the formerly proposed approach of assessing ‘wider societal benefit’ to ‘wider societal impact’; 
MND disproportionately affects older people, and even when people of working age are diagnosed it will force them to leave the 
labour market, so looking at the issue in relatively narrow economic terms, as the original approach proposed, risked disadvantaging 
new treatments for MND. Absolute QALY shortfall still has these biases to some extent, however, as it is influenced by factors such 
as age and gender. 
 
We feel that absolute QALY shortfall has significant limitations as a proxy for wider societal impact. We would prefer to see a new 
methodology developed that allowed for the consideration of qualitative evidence from patients and clinicians about the benefits of 
the intervention at issue. 

Myeloma UK Main = 
Question 2 
-- Other = 

Wider societal benefit 
 
Myeloma UK considers it inappropriate for NICE to take into account wider societal benefit, as the DH conceived it, in their decision-
making. We agree with NICE in the consultation document where it states, “The conceptual framework for wider societal benefit 
cannot comfortably be integrated into the methodology of a NICE technology appraisal without mitigations for some effects that are 
considered to be unacceptable to society”.  
 
Wider societal impact 
 
As an alternative to wider societal benefit, wider societal impact is a fairer assessment of the impact that a patient’s disease has on 
how able they are to get involved in society. This is because it focuses on the condition rather than the individual situation of 
patients. 
 
Despite this, we do have significant concerns that the calculation of absolute QALY shortfall will always favour younger patients and 
unlike proportionate shortfall, is very sensitive to age.  
 
To this end, we do not consider WSI appropriate to be used as part of the way NICE will assess additional value. 
 
However, we do appreciate that WSI is likely to be taken forward following this consultation process. If this happens NICE need to 
publically demonstrate how they will mitigate against any potential issues of inequality. 
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Finally, whilst we do not think that WSB or WSI should be considered formally as part of the NICE appraisal process, we do think that 
there is the potential to better take account of wider societal issues such as reduced carer time (which is already done to a certain 
extent in appraisals). However, this should be done in less formal ways than calculating QALY shortfall. 

Parkinson’s UK Main = 
Question 2 
-- Other = 

Parkinson’s UK is concerned that, as with BoI, wider societal impact (WSI) calculations are also susceptible to age discrimination 
issues, as well as other factors linked to economic productivity such as gender. Therefore, we are concerned as to its relationship 
with absolute QALY shortfall. 

The Haemophilia 
Society 

Main = 
Question 2 
-- Other = 

The absolute QALY does not seem to account for how co morbidities will be included in the assessment or how the societal impact 
will reflect the true situation. With many bleeding disorders the impact on family members is as great as the patients. A parent will 
frequently have to give up work to be available to give treatment to their child, many older patients are unable to care for 
themselves due to joint damage, and so need nurses, or family members to give their treatment. If family and careers were included 
in the measure of societal benefit this would greatly improve the accuracy of the assessment. For example if new longer acting 
treatments are assessed, the ability for a carer to return to work due to less treatment requirements would have a great societal 
benefit that is not captured in the current assessment. It is also unclear from this about where data will come from and what 
societal norm is. 

Beating Bowel 
Cancer 

Main = 
Question 2 
-- Other = 

No. Despite the statements in the consultation document that appraisal committees, “will not use the age of people with particular 
conditions as the basis for deciding whether or not the NHS should offer new treatments,” it is impossible for age not to be a factor 
as long as absolute QALY shortfall (which is inextricably linked to the average age of a patient) is an important modifier. The use of a 
measure which – by its very nature – disadvantages some people on the basis of age is, we believe, unacceptable. 
 
One way of mitigating the impact of this would be to reinstate the end of life criteria, which tend to relate to conditions that occur 
later in life. 

Bowel Cancer UK Main = 
Question 2 
-- Other = 

No. We believe that wider societal impacts need to be measured not just in terms of the health impact on the patient, but also on 
close family, dependents and/or carers. The approach proposed here features a lack of detail in the guidelines, which does not allow 
for a clear understanding of the methods and implications of assessing wider societal benefits, or lack of, of different treatment 
options.  
 
We echo concerns raised by both the Cancer Campaigning Group and Patients Involved in NICE that the absolute shortfall approach 
may create a systemic weighting against drugs and treatments for conditions that primarily affect older people, such as bowel 
cancer. We urge NICE to remedy the lack of guidance on application of the absolute QALY shortfall measure to the concept of wider 
societal benefit, and provide assurance that older patients will not be disenfranchised in any new system. 

Cystic Fibrosis Trust Main = 
Question 2 
-- Other = 

The Trust is very pleased to see NICE embracing the opportunity to attempt to capture a wider range of potential benefits offered 
by new treatments and technologies. 
 
However, we feel that Wider Societal Impact (WSI) is the wrong measure for this modifier.  
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We perceive WSI to be a second measure of individual health loss and unmet medical need. It does not collect add any new data 
into the appraisal process and constitutes another measure for burden of illness rather than a genuine reflection of social impact, 
which can be seen in treatments that help families and carers or facilitate home-based treatment. 

The MS Society Main = 
Question 2 
-- Other = 

The MS Society welcomes the proposal that the ability of people to interact with society should be taken into account when new 
medicines are assessed.  
 
People with MS are often unable to fully engage with society. In a survey of over 1,000 people with relapsing remitting MS, 53% of 
respondents to the survey were ‘often’ or ‘always’ unable to fulfil their usual roles and responsibilities because of a relapse, 68% 
could not always be as independent as they wanted to be and 51% were unable to work at least occasionally. It is clear that having 
MS can seriously affect a person’s ability to interact with society. This has been raised by patient group submissions and patient 
experts in several recent NICE technology appraisals of drugs for relapsing remitting MS, but we welcome the inclusion of a more 
systematic consideration of benefits beyond health outcomes in the appraisal process.  
 
However, in addition to our concerns about QALY calculations, stated above, we feel it is unlikely that the societal exclusion 
experienced by people with MS will be fully reflected by absolute QALY shortfall calculations.  
 
The consultation states that “wider societal measurement” has been included because “the Appraisal Committees currently have 
flexibility to consider the impact of a disease beyond its effect on someone's health…the Committees need to measure the impact of 
an illness on a person’s ability to interact with, and contribute to wider society.” However, the QALY is a measurement of health 
indicators, so the absolute QALY shortfall is still based purely on health outcomes rather than a more complete picture of societal 
engagement.  
It is important that decisions are consistent and predictable, but using a “one size fits all” determinant of wider societal impact does 
not adequately address the need for Committees to evaluate benefits beyond the health sphere.  
 
Committees should instead be encouraged to consider that not all benefits can be calculated using QALY data. Further issues which 
could be considered include: the ability of a patient, family member or carer to return to work; the relief of financial burden on a 
patient or their family; reduced need for social care in the home or at residential homes; the ability of a patient, family member or 
carer to establish and maintain relationships or have a family. We would suggest that wider societal impact should instead be 
measured using both quantitative and qualitative data regarding the ability of people with certain conditions to engage with society. 
This data could be sourced by increasing the involvement of both patients and patient groups in the technology appraisal process. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
Question 2 
-- Other = 

No: We believe that is it age related and therefore discriminatory. Considering wider societal impact is inappropriate and contrary to 
the ethos of the NHS and appears not to be supported by the public. The data supplied by the DOH is clearly inappropriate for this 
use. For instance, in terms of producer /consumer analysis it is silent on the accepted treatment of pensions as deferred income. 

Cancer Main = No. As it is currently proposed the CCG has a number of concerns about whether it is appropriate to use absolute QALY shortfall as a 
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Campaigning 
Group (CCG) 

Question 2 
-- Other = 

proxy for wider societal impact. 
 
As set out above, in relation to burden of illness, we are concerned that there is no guidance to appraisal committee members 
about how the wider societal impact modifier should be interpreted or applied during the decision making process. Having no 
guidance in this area could lead to wide variations in the outcome of appraisals which could become dependent on which 
committee is appraising a treatment. Therefore we would like to see further guidance provided to appraisal committees to ensure 
these modifiers are applied fairly. 
 
The CCG has concerns that the current proposals are too narrow and do not adequately reflect the wider societal impact of a 
condition beyond the health impact on the patient – the impact of a treatment on carers for example is not captured. Quality of life, 
as it has been captured in EQ-5D questionnaires to date, only considers a limited number of factors which contribute to someone’s 
quality of life and often do not capture the specific burdens of complex diseases such as cancer. Furthermore, they only measure 
the health impact on a patient and make no attempt to reflect the wider societal impact. 
 
In addition, the CCG is concerned that the consultation document, while confirming that age will not be a deciding factor for 
assessments, does nothing to mitigate the risk highlighted that “any approach that aims to capture wider societal benefit or impact 
will inevitably take age into account to some degree” (section 35). Modelling indicates that the use of absolutely QALY shortfall is 
sensitive to age, and NICE must do more to demonstrate how this can be avoided. This is a major concern for the CCG since the risk 
of most cancers increases with age. It is also not entirely clear what impact this may have on the assessments of treatments for 
children and young people with cancer. For instance, there is the potential to oversimplify assessments for medicines which treat 
cancers which predominantly affect adults but may in some cases also occur in children and teenagers. 
 
This poses the risk of contravening the duty on the NHS to “promote equality through the services it provides and to pay particular 
attention to groups or sections of society where improvements in health and life expectancy are not keeping pace with the rest of 
the population” as set out in the NHS Constitution. 
 
More generally, there are other sensitivities which should be considered in terms of how QALY shortfall is measured, to avoid 
creating arbitrary limits. 

Breakthrough 
Breast Cancer 

Main = 
Question 2 
-- Other = 

No. Breast cancer is a disease that primarily affects older women and we are very concerned that wider societal impact will be 
unfair to this particular population group. While we appreciate NICE’s assurances that decisions will not be based on age, NICE have 
outlined in the consultation document that any interpretation of wider societal impact will take age into account as our age impacts 
on our ability to contribute to society and the resources we require from society. While this is undoubtedly true, it is disappointing 
to see that NICE have not been able to take past contributions to society into account. Many older people have lived long lives 
making huge contributions to society both formally, through work and paying taxes, and informally by raising families, engaging with 
communities and carrying out voluntary work. If these people need treatment from the NHS but are not able to access it because 
they are deemed to no longer contribute to society, this would be completely unacceptable. NICE has strong equality credentials 
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and we urge them to find a way to mitigate against this possible situation. 
 
It is very disappointing that NICE have taken such a narrow view of wider societal impact of a treatment. The definition of wider 
societal impact appears to focus solely on the ability of someone to contribute and the resources that they consume. There are 
medicines, particularly those used towards the end of life, that will not allow a patient to go back to work or necessarily relieve the 
burden of the patient on the NHS. However, they may relieve a patient’s symptoms and/or allow them to live for longer, allowing 
them to interact with their family and friends and get more out of their final days. It is a shame that NICE does not consider this 
impact to be significant. 

Fit For Work UK Main = 
Question 2 
-- Other = 

We understand the challenges of using the wider societal benefit framework in evaluating the wider benefits of a new technology. 
However, we are concerned that the wider societal impact framework will not appropriately take account of the productivity gains 
that new treatments can bring for people with certain conditions by helping them remain in, or return to, work. 
 
For example, MSDs can cause significant morbidity, with over 30 million working days lost each year at a cost to the economy of at 
least 7 billion annually [4],[5]. Within three years of diagnosis, half of people with rheumatoid arthritis are registered as work 
disabled [6]. Technologies that are able to contribute to people’s ability to work, therefore, have gains which need to be considered 
if value--based assessment is able to properly assess the wider benefits of new treatments.  
 
The benefits of remaining in work also have a far wider impact than just the effect on the individual, just as someone having to 
retire early through ill health can have negative effects for the whole household. Fit For Work UK’s stable of original research 
includes a new study of 809 people diagnosed with a MSD, published in December 2012 [7] This research found that continuing 
work is a significant problem for people with MSDs and a problem that can have profound effects on their wellbeing and that of 
their families [8]. Three quarters of respondents to the survey who were retired said their condition had influenced their decision to 
retire, the majority of whom left the labour market before reaching the age of 55 [7] More than half (57.4 per cent) of respondents 
who were not in work had been primary income earners before leaving their job [7]. 
 
[4] ONS, Full Report: Sickness Absence in the Labour Market, February 2014  
[5] The Work Foundation, Fit For Work? Musculoskeletal Disorders and Labour Market Participation, September 2007  
[6] Verstappen, S.M.M., Katson, W.D., Lunt, M., McGrother, K., Symmons, D.P.M. (2010). Working status in patients with 
rheumatoid arthritis, ankylosing spondylitis and psoriatic arthritis: results from the British Society for Rheumatology Biologics 
Register. Rheumatology, 49(8), 1570–1577. 
[7] Bevan, S., O’Dea L., Zheltoukhova, K., (2012). Taking the strain: The impact of musculoskeletal disorders on work and home life, 
Fit for Work UK Coalition 

The Patients 
Association 

Main = 
Question 2 
-- Other = 

We agree with the use of absolute QUALY shortfall to provide a reasonable wider societal impact. We particularly welcome the use 
of effect of an illness on a person’s ability to interact with the society. Inability to engage in social activities can be quite disabling 
and limiting for people. This often results in reduced mobility, loneliness and related mental health illnesses which in turn may lead 
to them using health and social care facilities and heavy reliance on personal and practical support. By using a preventative 
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approach certain conditions can be stopped from worsening further and provide a better quality of life resulting in their illness being 
less burdensome on the society. We would like to stress that the evidence for ascertaining the QALY shortfall should be under 
constant review in the light of medical advances enabling people to contribute more to the society. 

British Society for 
Rheumatology 

Main = 
Question 2 
-- Other = 

Yes, it provides a reasonable proxy for wider societal impact of a condition. 

European 
Haemophilia 
Consortium 

Main = 
Question 2 
-- Other = 

We have some concerns about the use of the absolute QALY, in particular about: 1) Where the data will originate from? 2) What the 
societal norm is? 3) How additional co-morbidities will be assessed? 4) And despite some reassurances there is an inherent potential 
towards a bias based on age? Additionally we believe that the impact of the treatment should incorporate the wider societal impact 
particularly on the carer’s or family members. It is not at all clear whether absolute QALY loss will take account of the shortfall for 
persons other than the patient. 

Royal College of 
Physicians (RCP) 

Main = 
Question 2 
-- Other = 

We note that the Terms of Reference which the Department of Health set for this work specified a “system for taking account of 
Wider Societal Benefits” (WSB). We question whether the use of WSB (especially earnings) to prioritise healthcare interventions is 
consistent with the equity objectives of the NHS. The consultation paper finds that WSB “cannot comfortably be integrated into the 
methodology of a NICE technology appraisal without mitigations” and hence does not recommend using WSB. We agree with this 
decision from an equity point of view, due to the lower weighting WSB, as defined by the DH, would have given to elderly people, 
women and people in lower socio-economic groups, amongst others. This question asks about wider societal impact (WSI). If WSI is 
intended to be sufficiently different from WSB to avoid the problems caused by adopting WSB then it is unclear what exactly WSI is. 
 
Absolute QALY shortfall cannot be a proxy for wider societal benefit/impact because it measures the burden of illness itself and not 
the impact of treatment on that burden. A treatment for a disease that has a high QALY shortfall will only have a large social impact 
if it reduces that burden substantially. 
 
As noted in response to Q1, we see absolute QALY shortfall as a measure of burden of illness. Hence to include both proportional 
QALY shortfall and absolute QALY shortfall would be to include 2 alternative measures of illness without taking a position on which 
is the more appropriate measure. 
 
The Department of Health seem to note that improving quality of life is a greater driver of wider societal benefit including 
productivity than extending life. If this is so then NICE could consider dropping its end of life criterion, so that the NHS can afford 
more treatments that improve quality of life rather than extending life at relatively low quality. 
 
The consultation paper acknowledges (paragraph 35) that any approach that aims to capture wider societal benefit or impact will 
inevitably take age into account. This applies also to the absolute QALY shortfall approach inevitably favours those who are at risk of 
dying young and gives a greater weighting to conditions that start at younger ages. Therefore it will be impossible to implement this 
additional consideration in the ways proposed but not take into account age. Though the same decision may be taken for everyone 
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with a particular condition regardless of their individual age, the age profile of people with the relevant condition will differ from the 
age profile of people with other conditions, and this would be reflected in the absolute QALY shortfall for this condition. However 
paragraph 36 states that committees will not use age as a basis for deciding whether to offer new treatments. This is incompatible 
with with NICE’s proposal for looking at absolute shortfall. If QALY shortfall is used then age is at least implicitly being used. NICE 
should be more open about that. 

British Medical 
Association 

Main = 
Question 2 
-- Other = 

The absolute QALY shortfall appears to avoid income and productivity issue (i.e. turning everything a person does into a monetary 
value, which would inevitably favour high paid workers) but it still assumes that society values all people equally. There is a lot of 
academic literature showing that people have very different views on this. Absolute QALY shortfall is nevertheless a helpful measure 
to guide discussion but less so as a decision rule. 

Royal 
Pharmaceutical 
Society 

Main = 
Question 2 
-- Other = 

There is a clear need for wider debate about the question of the age of the patient and how this is taken into account in terms of 
NICE decision making. This is a big ethical issue and there is a need to engage the public in how it is addressed and the RPS 
welcomes this consultation as a trigger for such debate. We question, however, whether the proposed use of absolute QALY 
shortfall should be used in practice when deciding societal impact.  
 
There is evidence to show the effects of chronic illness on contribution to society but we would question whether there is sufficient 
evidence to be able say how a particular value of absolute QALY shortfall relates to a person's ability to interact with society 
compared to a different value of absolute QALY shortfall. There is also little or no evidence to determine how the relationship 
between absolute QALY shortfall and wider societal impact changes with increasing absolute QALY shortfall – i.e. is the relationship 
linear, exponential, etc.? 
 
Importantly, we note that the value of absolute QALY shortfall is highly influenced by the patient’s age and thus runs the risk of 
discriminating against the elderly. 

Royal College of 
Paediatrics and 
Child Health 

Main = 
Question 2 
-- Other = 

We are unclear from the data shown if this approach is relevant for young children, particularly those of under school age.  
 
Extrapolations for neonatal / early-years interventions, where the follow-up and potential gains or losses may be deeply uncertain 
through multiple factors (not limited to better therapies of disability, for example -- who would have guessed about the massive 
gains from easy PEG insertion and feeding for children with severe neurodevelopmental disability?) and QALY loses for the child 
may not reflect the immediate challenges to parents and extended family. 

Royal College of 
Nursing 

Main = 
Question 2 
-- Other = 

Using absolute QALY shortfall to proxy wider societal impact raises some issues: 
 
The concept of wider societal impact is controversial as interventions that reduce loss of health related quality of life in 
economically productive individuals may have a greater societal benefit but this is likely to be at odds from an equity point of view.  
 
Absolute QALY shortfall is not a perfect proxy for the wider societal impact of a condition. For example the use of absolute QALY 
shortfall would actually give higher weights to highly disabled individuals who may otherwise be considered to have a low ‘value’ 
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under the wider societal impact framework if they are economically inactive.  
 
The use of absolute QALY shortfall does discriminate against elderly individuals who have fewer years of life left. 

UK Faculty of Public 
Health 

Main = 
Question 2 
-- Other = 

Again there is a lack of good evidence to support the use of linking these concepts as well as whether the aspects that are being 
defined through wider societal impact actually reflect society’s values. This latter aspect is a particular constraint as we do not know 
what, if any, extra value society places on people who contribute towards the country’s economy as opposed to having some other 
role in life and whose life is not defined by a salary or wage, such as a carer, or a drug addict, or someone with a chronic mental 
illness. Overall there are similar uncertainties and complexities to those for using the BoI that would mean many stakeholders, or 
the public more widely, would not understand clearly what reasoning sits behind any appraisal decision using these methods. 

The British In Vitro 
Diagnostics 
Association 

Main = 
Question 2 
-- Other = 

IVDs impact patients indirectly through the information they provide to guide treatment and management decisions as part of a 
care pathway. It can be problematic to capture the value of information and the wider societal impact to patients, carers and health 
care professionals through QALYs. For example, self-monitoring equipment, such as blood-glucose monitoring for diabetes patients, 
can give substantial self-control and independence to patients, which may be difficult to capture in QALYs alone.  
 
Furthermore, measuring absolute QALY shortfall alone is unlikely to capture the societal impact of disease for patients, e.g. as 
above, the loss of independence or control over health.  
 
BIVDA membership have therefore suggested that rather than basing judgements on societal impact on QALY shortfall alone, the 
manufacturers should be able to provide the information, if and when available, and the committee should have the freedom to 
consider this information. 

Cancer Research 
UK 

Main = 
Question 2 
-- Other = 

No. While we accept that NICE has been asked to find a standard measure for wider societal impact (WSI), we cannot 
support the concept that an absolute loss of healthy life years – which is sensitive to age – could become a key factor in 
deciding whether some treatments are made routinely available within the NHS in England. 
 
NICE has a legal obligation to not discriminate against groups of patients based on protected characteristics such as 
age. While we believe that extremely severe conditions should be treated as highly important by NICE, it has not been 
clearly articulated how absolute QALY shortfall – which is sensitive to both severity and age – can comfortably align 
with NICE’s obligations. 
 
The consultation as it stands provides no guidance on how QALY shortfall calculations would be used in decisionmaking 
– if we do not know what ‘tolerance’ the Committees would have (e.g. a shortfall of 40 would be considered 
important, but a shortfall of 35 would be too low) and how this would be weighted it is very difficult to express an 
informed view. We note that independent committee members themselves have not yet received this guidance. 
 
Additionally, concerns have been expressed about the ability of the measure to act as a proxy for wider societal impact. 



Responses to TA Methods Addendum Public Consultation         75 of 318 

Name & Org Sections Comments 
As currently proposed, this appears to consider QALY loss only rather than broader factors such as self-care and 
reduction of morbidity or disability which can have a large bearing on the impact patients are able to have on wider 
society. Absolute QALY shortfall is a concept that is extremely difficult for many people, including those that are 
familiar with the NICE process, to accept as being equivalent to the value individuals are able to add to society. 
 
We would urge NICE to give further consideration to the inclusion of this modifier into the technology appraisal 
process, and to carry out further work to define wider societal impact. 

Department of 
Health 

Main = 
Question 2 
-- Other = 

The aim of the value assessment proposals is to enable a fuller assessment of the impacts of new treatments, so we can better 
understand the value they offer to patients and society. Notwithstanding this, the Department recognises the concerns set out in 
the consultation document about some of the potential impacts of an unmitigated application of an assessment of Wider Societal 
Benefits (WSBs). In particular, concerns have been raised by some stakeholders about the potential differential impacts on different 
age groups. The Government is absolutely clear that these proposals should not lead to any patient missing out on an appropriate 
treatment because of their age. In October 2012, we introduced an age discrimination ban when it comes to entitlement for 
treatment - this applies to any treatments that are made available through NICE guidance. That is a key reason why the ToR 
highlighted the possibility of potential mitigations to address specific areas of concern. For example, the ToR noted that options 
might include constraining the weights given to different elements of WSBs in the valuation of treatments, or initially taking a 
selective approach to the types of benefit included in the assessment framework.  
 
NICE has proposed taking a completely different approach based on the concept of wider societal impact. The Department 
understands the concerns underpinning this proposal. However, the Department’s view is that the concept of wider societal impact, 
as defined in the consultation document, and the proposed use of absolute QALY shortfall to approximate this, would not provide a 
reasonable or appropriate proxy for WSBs. The consultation document suggests that “Using societal shortfall, the wider benefit for 
patients of the technology itself would be measured, as now, through its impact on changes in health status”. The Department 
notes that the QALY measure is designed with the aim of encapsulating all benefits for patients from an intervention, and the 
proposed definition of BoI is designed to reflect society’s differential valuation of treatments according to their severity and unmet 
need, represented by QALY loss. The proposed definition of wider societal impact therefore appears to duplicate aspects of value 
which the appraisal already aims to capture through its assessment of direct patient impacts. Moreover, measures relating to the 
QALY loss caused by a condition do not capture the impact of treatments for that condition – on patients or wider society – and the 
Department considers that it is important that value assessment is capable of appropriately recognising the wider benefits 
treatments bring. The aim of including WSBs in the assessment is to capture the impacts of the technology on wider society (that is, 
people other than the patient, including their family, friends and the rest of society) in addition to the impacts on patients 
themselves. Under the approach proposed in the consultation document, impacts on wider society would not be measured or 
captured, and for this reason the Department’s assessment is that the proposals in this area are not fully compatible with the ToR. 
 
A possible alternative approach to addressing concerns regarding the implications of WSBs may be to use Health related Quality of 
Life (QoL) improvements as a proxy for wider societal impacts. There is evidence that wider societal benefits/impacts are strongly 
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associated with improvements in quality of life across all ages – e.g. improvements in quality of life will enable people of working 
age to get back to work, and for older people, will reduce care requirements (both formal and informal). This is likely to be more 
consistent with the Government’s objective of reflecting the actual wider impacts of treatments, and simpler to implement as it 
would require little or no additional information compared to the information currently expected of company submissions. In 
assessing the health impact of a new technology, NICE assesses the QALY impact, which is a composite of improvements in length of 
life and QoL, so all that would be required would be to separate out the QoL improvement element, and use that, compared to the 
QoL improvement element for displaced treatments, as the metric for assessing the potential wider societal impact. Importantly, as 
patients of all ages have the potential to benefit from improvements in quality of life, the Department believes this approach would 
not be associated with the same potential challenges around possible differential impacts on different age groups as an unmitigated 
application of an assessment of Wider Societal Benefits (WSBs).  
 
Notwithstanding the option set out above, the Department notes the importance of ensuring that all parties continue to have 
confidence in NICE’s approach. As set out above, the ToR explicitly identified potential challenges in implementing WSBs, and the 
importance of reflecting uncertainties in the evidence for the magnitude of WSBs, the novelty of the approach, and the degree of 
consensus among stakeholders. In view of this, the Department recognises that, following consultation, NICE may reasonably 
determine that these uncertainties currently remain too great to include an assessment of wider societal benefit / impact, or any 
proxy for these, in appraisal processes at this time, and that further evidence and engagement was required before any proposals in 
this area could be pursued. In the Department’s view the ToR allow NICE this flexibility. We would be willing to engage with the 
implications of such a decision, for example in terms of the need for future methodological research and for open discussion of the 
difficult ethical questions raised by this aspect of the impact of treatments. 

Public Health 
England 

Main = 
Question 2 
– Other= 

Extending the range of the QALY to assumptions about Wider Social Benefit in the form of social functioning is not immediately 
intuitive. There is an assumption that Health Related Quality of Life and social functioning are well correlated however a poor health 
related quality of life may not in itself be associated with limited participation in society.  
Again there is a lack of good evidence to support the use of linking these concepts as well as whether the aspects that are being 
defined through wider societal impact actually reflect society’s values.  This latter aspect is a particular constraint as we do not know 
what, if any, extra value society places on people who contribute towards the country’s economy as opposed to having some other 
role in life and whose life is not defined by a salary or wage, such as a carer, or a drug addict, or someone with a chronic mental 
illness.  Overall there are similar uncertainties and complexities to those for using the BoI that would mean many stakeholders, or 
the public more widely, would not understand clearly what reasoning sits behind any appraisal decision using these methods.   

Centre for Health 
Economics, 
University of York 

Main = 
Question 2 
– Other= 

See response to question 6. 

London School of 
Economics and 
Political Science 

Main = 
Question 3 
-- Other = 

QALY multiplier. Although the retrospective evaluation of the Appraisal Committees’ decisions over time suggests for the past 
application of an implicit maximum QALY multiplier of 2.5, the choice of explicitly using such a weight would raise important 
theoretical and methodological concerns. While the application of an upper limit weight cap may ensure consistency in how the 
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new and existing modifiers are implemented, it will lack scientific basis. In practice, such an approach would abstractly set a value 
threshold that could lead to heavy criticism compromising the credibility and acceptance of the whole methodology. Such a 
deterministic approach to setting the incremental cost effectiveness threshold would also lead to innovators adopting profit 
maximisation behavior through pricing up to the margin that will result in analyses close to the new threshold. The outcome would 
be “relocating” a group of new medicines from a price that would previously place them at an ICER of £20,000-£30,000 per QALY 
gained, to a price that would place them at an ICER of £50,000-£70,000 per QALY gained. Further, the processes for deriving the 
final value of the multiplier are not currently outlined in the consultation. How multipliers are arrived upon is an important element 
that should be part of the proposed methodology. It is mentioned that for conditions with higher BoI and greater WSI “the Appraisal 
Committees will be asked to adopt a more favourable approach when considering treatments” but the processes for producing the 
weights are not stated. Overall, we are of the view that setting an absolute QALY weight multiplier as it is currently outlined is an 
approach not in line with the main objective of the VBP scheme. That is, to develop an assessment framework that reflects the value 
of technologies in a more holistic and transparent manner. This could be achieved through a decision-analytic process and there are 
several methods on this, MCDA being one of them. 

University of Leeds Main = 
Question 3 
-- Other = 

No. Not without evidence substantiating the 2.5 figure. It seems arbitrary and undermines the process of decision making. 

The Institute of 
Cancer Research, 
London 

Main = 
Question 3 
-- Other = 

It is difficult to separate out our view on what the maximum weighting for assessments should be from how modifiers should be 
combined to arrive at the maximum weighting. At the moment, a maximum weighting of 2.5 can be used when end of life criteria 
are applied, without the requirement for other modifiers to be in place. The terms of reference for value-based assessments suggest 
the new maximum weighting would only be used when multiple modifiers were in place. We believe treatments at the end of life 
should continue to carry a weighting of at least 2.5. That could be achieved either by setting a maximum weighting of higher than 
2.5, where end of life criteria (or equivalent) are applied alongside other modifiers, or by allowing the maximum weighting to be 
applied in the presence of single modifiers, rather than only when modifiers are added together. 

Southampton 
Health 
Technologies 
Assessments 
Centre (SHTAC) 

Main = 
Question 3 
-- Other = 

To the extent that it reflects current practice the maximum weight of 2.5 (for all modifiers) seems reasonable, accepting that this 
maximum is largely arbitrarily defined (and therefore the proposed maximum adjusted ICER of £50,000 per QALY gained under the 
new arrangements, when taking into account all modifiers, is also largely arbitrary) 

Applied 
Quantitative 
Methods Network, 
University of 
Glasgow 

Main = 
Question 3 
-- Other = 

This seems a reasonable but arbitrary value. 

Manchester Centre 
for Health 

Main = 
Question 3 

No. I think NICE needs to recall the history of the 2.5 ‘modifier (fudge factor)’. This was established in one Technology Appraisal 
committee meeting by members who were forced to set a maximum cost per QALY gained for sunitinib. This did not seem to be a 
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Economics, The 
University of 
Manchester 

-- Other = considered exercise but a forced decision. It effectively undermines the extensive work that has been conducted on trying to 
establish the empirical basis for the ‘threshold’ which sets it at a figure close to the existing £20,000 per QALY gained. 

University of 
Sheffield 

Main = 
Question 3 
-- Other = 

Yes, although there is uncertainty in when the conditions at which modifiers were assumed to apply would be met. For consistency 
across committees it would be helpful if these were clearly defined. Robustness in the ICER would also need to be considered as in 
the current End of Life criteria. Suggestions for thresholds have been provided above, although these are semi-arbitrary and may be 
more restrictive than current End of Life criteria, meaning that some relaxation could be considered, but these calculations should 
be done formally. 

Universities of 
York, Alberta, 
Leeds and Trinity 
College Dublin 

Main = 
Question 3 
-- Other = 

No.  
NICE have stated that cumulative benefit of the proposed additional HrQoL weights cannot exceed 2.5 times the baseline applied at 
£20,000/QALY threshold. This introduces an apparent inconsistency whereby additional HrQoL weights carry more value when 
applied separately by independent interventions than when they all apply simultaneously in a common intervention. Consequently, 
NICE is advocating explicitly allocating additional resources for attributes in some circumstances and not rewarding the very same 
attributes in others. This inconsistency stands to create inefficiencies and potentially unwarranted discrimination between 
otherwise similar patients.  
Although NICE’s value end-of-life amendment requires appraisal committees to consider “the magnitude of the additional weight 
that would need to be assigned to the QALY benefits” in order for an “end of life” treatment to appear cost-effective, NICE has 
reinterpreted this as instead permitting a higher threshold. The consultation document indicates that NICE consultation intends to 
generalize this approach with the new Value assessment framework. The consultation document noting that “over time, practice 
has led to the application of a maximum weight of 2.5 from a starting point of £20,000 per QALY” (p.4), implying a maximum 
threshold of £50,000 per QALY.  
 
There are a number of issues here. As demonstrated above, the appropriate threshold is not a simple multiple of the shadow price 
of the budget and the weight applied to health benefits in special circumstances. It depends instead upon the proportion of patients 
granted special consideration among those who bear the opportunity cost. Assuming 2.5 to be NICE’s maximum acceptable weight, 
if any patients bearing the opportunity cost are also at the end of life and subject to special consideration then the maximum 
threshold should be unambiguously lower than £50,000 per QALY.  
 
Even if none of those patients bearing the opportunity cost is given special consideration, the use of a £50,000 per QALY threshold 
instead of applying a QALY weight may cause issues. If the new treatment has a single comparator (e.g. current practice) and is both 
more effective (insofar as it provides more QALYs) and more expensive – such that it lies in the NW quadrant of the cost-
effectiveness plane – then adopting a threshold of £50,000 per QALY is equivalent to using a threshold of £20,000 per QALY and 
weighting the QALYs of the beneficiaries by 2.5. But if the new treatment lies in any other quadrant of the cost-effectiveness plane, 
or if the treatment has more than one comparator, then NICE’s approach runs into difficulties.  
 
First consider a new treatment which costs less than its comparator and is less effective (i.e. it lies in the SW quadrant). The 
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treatment should be considered cost-effective only if its ICER lies above the threshold, and a weight on the QALYs of the 
beneficiaries should be accounted for by lowering the threshold rather than raising it. Alternatively, if the treatment is more 
expensive but less effective, or vice versa (i.e. it lies in the NW or SE quadrant), then its ICER is negative and the threshold is not 
typically used to determine cost-effectiveness. If a weight is then applied to the QALYs of the beneficiaries, this will generally move 
the treatment deeper into its respective quadrant (Figure 1). This is clearly of interest to NICE, particularly if there is uncertainty 
around the estimates of cost and effect, since this will reduce uncertainty about whether the treatment is cost-effective. Yet there is 
no apparent means to account for this by adjusting the threshold alone. 
 
Now consider a new treatment for “end of life” patients with two comparators: usual care, which is less expensive and less 
effective; and an alternative treatment, which is less expensive but more effective. Suppose the alternative treatment is considered 
more effective than the new treatment because it provides an additional 2 months of LE compared to usual care at greatly improved 
HrQoL, whereas the new treatment provides 4 months of additional LE compared to usual care but at a worsened HrQoL. Since the 
alternative treatment does not provide more than 3 months of additional LE, it does not meet NICE’s “end of life” criteria and so an 
additional weight is not placed on the health of its beneficiaries. Suppose that, when a weight is placed on the health of the 
beneficiaries of the new treatment, it now appears both more effective and more cost-effectiveness than the alternative treatment 
(Figure 2). Although a scenario of this nature is quite plausible in practice, NICE’s approach of adjusting the threshold as an 
alternative for adjusting the value of health benefits is incapable of dealing with it. Regardless of how much NICE adjusts its 
threshold, the new treatment will always appear to be dominated by the existing treatment and hence appear (incorrectly) to be 
not cost-effective.  
 
A solution to these difficulties is to adopt a “net benefit” framework in which both health benefits and the health expected to be 
forgone can be weighted directly for each strategy. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 
Question 3 
-- Other = 

There is no evidence on the reasoning for the maximum weight of 2.5. This is based on previous decisions related to EoL treatments. 
Recent empirical work on estimating the ‘best’ threshold has suggested a value lower than that is currently adopted; it is plausible 
that the ‘best’ upper limit should also be lower than what has been previously used.  
 
Generating evidence around plausible ranges for sensitivity analysis around this 2.5 figure would be useful. 

NCC-WCH Main = 
Question 3 
-- Other = 

This is very unclear. Will a proportional QALY shortfall equal to 1 mean that an ICER of £50,000 per QALY gain is acceptable? I think 
this depends on consultation question 4. 
 
The maximum 2.5 weight has emerged from decision making over time. It important to understand the real life opportunity costs of 
displaced services and interventions due to introduction of these more heavily weighted treatments into the NHS to fully 
understand if this weight is acceptable. 

King’s College Main = There is a justifiable rationale for making the maximum QALY weighting for burden of illness, as measured by proportional QALY 
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London and 
University College 
London 

Question 3 
-- Other = 

shortfall, no greater than 2.0. See the next section. Such a weighting would be consistent with, though would not require, additional 
weighting for wider social impact. 

ScHARR Main = 
Question 3 
-- Other = 

No. It has no empirical basis. It has also not been revealed through past decisions. 

PharmaPrice 
International Ltd 

Main = 
Question 3 
-- Other = 

I think this is really missing the point. It is a technical question that pre-supposes that the general approach is fine and the only issue 
in debate is whether the weight factor should be 2.5, higher or lower. What about the fundamental concept of such an approach in 
the first place? Where is the question on this? The discussion is starting from a false premise which is that Value Based Assessment 
(VBA) should in principal be conducted in a certain way. I completely reject this, it is good that NICE is open to a better, more 
enlightened assessment of value and funding decision making, but rather than discussing which shade of blue you want, you should 
first ask the much more important question as to whether the colour should be blue at all. 
 
I make my comments on the fundamental approach and alternative methods of VBA below. 

Shire 
Pharmaceuticals 
Ltd 

Main = 
Question 3 
-- Other = 

No.  
 
Shire does not agree that a £20,000 cost per QALY threshold should be used as a fixed baseline upon which modifiers are applied. 
We do not support the use of a fixed maximum weight of 2.5 which cannot be exceeded in appropriate circumstances at the 
discretion of Appraisal Committees. This is because the 2.5 cap is arbitrary and there is no theoretical or empirical evidence 
supporting it.  
 
The proposed thresholds and modifiers do not seem to go far enough to be able to incorporate some of the specific challenges of 
assessing Orphan Drugs through this process. We recognise and support the fact that Ultra-Orphan drugs are assessed separately 
via the HST process, however we believe that the assessment of Orphan Drugs may not fit appropriately within either the proposed 
changes to the Technology Appraisals methodology or the HST process. We suggest that Orphan Drugs are given particular 
consideration as part of this consultation process, utilising the MCDA approach, similar to the HST process. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
Question 3 
-- Other = 

In the decision making process, the Appraisal Committee should have the discretion to raise the weighting of modifiers beyond 2.5 
in appropriate circumstances. 

Lundbeck Main = 
Question 3 
-- Other = 

Lundbeck supports the response made by the ABPI. 

True Research 
Limited (healthcare 
financial 

Main = 
Question 3 
-- Other = 

NO. 
 
There is no objective reason for choosing any particular limit. 
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Merck Sharp & 
Dohme 

Main = 
Question 3 
-- Other = 

As highlighted in the ABPI consultation response, the new 2014 Pharmaceutical Pricing and Regulation Scheme (PPRS) means that 
newly approved medicines will not financially impact upon the NHS budget as industry has effectively underwritten growth in the 
medicines budget beyond pre-agreed levels. We believe that this new environment should allow NICE to take a more pro-innovation 
approach as the cost burden will fall upon industry, not the NHS. For instance: 
 
• Rather than changing to a rigid threshold limit and consideration of modifiers, we would urge NICE to retain the flexibility of 
appraisal committees to make decisions based on their judgement of the evidence. To date, the NICE approach has benefited from 
this flexibility and scope for deliberation and we would urge against moving to an overly prescriptive method of decision-making. 
• Further, we would suggest that the inclusion of innovation as a specific consideration could be incorporated to give Appraisal 
Committees a mandate to incorporate considerations not captured in the QALY and the proposed modifiers into their thinking 
beyond a rigid framework. For instance, one consideration that Appraisal Committees should take into account as a marker of an 
innovative medicine is the new ‘Promising Innovative Medicine’ (PIM) status in the newly launched Early Access to Medicines 
Programme. 

Sanofi UK Main = 
Question 3 
-- Other = 

No. 
 
Firstly, the consultation document states:  
“The maximum weighting applied by the Appraisal Committees using their current flexibilities is 2.5” (with reference to EoL 
treatments, for which the threshold is usually accepted to be around £50k per QALY).  
 
This implies a threshold of £20,000, rather than the £20,000 - £30,000 range normally quoted, applied in previous decisions (Rawlins 
2010, Dakin 2013) and specified in the recent PPRS agreement. Reducing the threshold to £20,000 is a retrograde step which is not 
in keeping with the PPRS agreement and could reduce access to new medicines.  
 
The reference to a fixed maximum weight which cannot be exceeded is also inappropriate. Historically, and even with the 
introduction of the EoL criteria, NICE has never applied a maximum threshold, but has always allowed flexibility for Committee 
discretion in decision-making. If NICE has operated for 14 years without a formal maximum threshold, it is unclear why one should 
be needed now. Further, the 2.5 value is arbitrary without theoretical or empirical evidence to support it. Committees should be 
able to exceed this at their discretion if appropriate. The use of an artificial cap will only limit the potential value that new 
treatments could bring to patients and the NHS. 

Ethical Medicines 
Industry Group 

Main = 
Question 3 
-- Other = 

No.  
EMIG strongly disagrees that a maximum weight of 2.5 is reasonable for all medicines. It could be argued that there should be no 
maximum and that the committee should be empowered with latitude to make decisions based on the specific circumstances, for 
example in extreme situations.  
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This approach of no upper limit would overcome the current problem where products fall somewhere between a NICE Technology 
Appraisal (TA) and a Highly Specialised Technologies (HST), or well within the criteria to support a review through the HST process. 
In the above scenario, there are some circumstances where it could be appropriate for positive guidance to be issued to the NHS 
where an ICER for an intervention is above the £50,000/QALY threshold. To explicitly remove this ability for pragmatism is applying 
barriers where none is needed or reasoned. 
 
EMIG urges that this possibility is acknowledged in the methods guide and an alternative considered for such situations. Without 
such pragmatism being open to NICE, there is little incentive for innovative companies to invest in the development, or at least the 
commercial launch of medicines that treat orphan diseases in the UK, due to the lower return on investment compared to that for 
medicines that treat either more common or ultra-orphan conditions. 
 
EMIG Believes that retaining this level of pragmatism offers a more effective and desirable alternative to a formal multi criteria 
decision analysis (MCDA) approach. Although the MCDA could improve predictability, it would also inherently rely on some form of 
weights. 

Biogen Idec Main = 
Question 3 
-- Other = 

Biogen Idec disagrees that the arbitrary maximum weight of 2.5 should be used as a fix baseline upon which modifiers are applied. 
Discretion should be granted to Appraisal Committees to go beyond this, if circumstances mandate. The way that innovation is 
defined is ambiguous still within the new value-based assessment framework. There is furthermore uncertainty around how the 
absolute and proportional shortfalls will be calculated for Biogen Idec to comment further. 

European 
Medicines Group 
(EMG) 

Main = 
Question 3 
-- Other = 

No. A £20,000 cost per QALY threshold should not be used as a fixed baseline upon which modifiers are applied and a fixed 
maximum weight of 2.5 should not be strictly applied as a ceiling. We believe that each modifier should individually be capable of 
achieving a significant weighting. There should not be a requirement that all modifiers apply. 

GlaxoSmithKline Main = 
Question 3 
-- Other = 

We share the ABPI’s concerns over the arbitrary nature of the maximum QALY weighting of 2.5 times. 
 
GSK would suggest that while we do believe the current PPRS offers a real opportunity to improve access by offering surety on the 
medicines bill, we appreciate the need to have some indication of willingness to pay for new technologies. 
 
Although the QALY weighting of 2.5 might be appropriate for the majority of technologies, there should still be the flexibility for 
Appraisal Committees in exceptional circumstances to recommend medicines with ICERs above this level (especially if they address 
a number of the modifiers proposed). In particular, the various challenges presented by rare diseases (which may not qualify for 
appraisal through the HST program) to the current appraisal system represent a good example of where some flexibility around the 
upper threshold should be considered. 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
Question 3 
-- Other = 

• No.  
 
• Novartis agrees with ABPI’s concerns that prior EoL decisions are being used as the sole basis for this multiplier as there may be 
circumstances where it is not appropriate to be restricted to a 2.5 multiplier.  
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• Novartis agrees with ABPI’s view that flexibility should be retained for committees to go beyond a maximum weighting of 2.5 
where the case on decision modifiers is particularly compelling.  
 
• We note the comment in paragraph 38 of the consultation document stating that “We need to place an upper limit on 
acceptability of an ICER, because valuable care elsewhere in the NHS might be displaced without at least an equal valuable gain 
being achieved”. As highlighted in the ABPI response, the 2014-2018 PPRS sets a cap on growth of the UK medicines bill, thus 
mitigating concerns around the potential opportunity cost arising from the introduction of new medicines. Therefore, Novartis 
agrees with ABPI that the rationale for continuing to impose a maximum weighting/threshold should urgently be reviewed by NICE 
and DH in light of the current PPRS arrangements. 

Novo Nordisk Ltd. Main = 
Question 3 
-- Other = 

No. 
 
The concept of a maximum is a new direction for NICE – where the threshold of cost-effectiveness has always been considered as a 
range, with additional decision modifiers applied (in the past NICE have been known to approve ICERs that exceed £50,000, or even 
£70,000, in exceptional circumstances).  
We do not support the use of a fixed upper limit – which if documented will not be able to be exceeded, even in exceptional 
circumstances. The 2.5x cap is purely arbitrary with no theoretical or empirical evidence to support it. 

Merck Serono Main = 
Question 3 
-- Other = 

No. Merck Serono understands the principle of opportunity cost to the NHS. However, the principle of a 2.5 cap is arbitrary and 
there is no theoretical or empirical evidence supporting it. Merck Serono would like the committee to maintain some flexibility in 
their decision making process and no explicit maximum weight to be enforced.  
 
Merck Serono supports the ABPI’s view that a £20,000 cost per QALY threshold should not be used as a fixed baseline upon which 
modifiers are applied and that a fixed maximum weight of 2.5 should not be strictly applied as a ceiling.  
 
The changing landscape for healthcare and hence the subsequent innovative medicines pipeline as described below is focusing on 
much smaller patient numbers, but with the same investment costs associated with development, therefore it is increasingly more 
difficult for treatments for cancer and rare diseases to meet the criteria. Over the last 10 years NICE has approved fewer and fewer 
new cancer medicines even with the availability of the existing EoL criteria which utilises a current maximum weighting of 2.5. For 
Orphan Medicines between 2000 and 2014 NICE were more likely to reject orphan medicines (38%) as compared to non-orphan 
medicines (16%) (Office of Health Economics (OHE) analysis). 
 
Medicines for very rare diseases have started to be considered by the Highly Specialised Treatments (HST) Programme which rightly 
recognises that the application of any specific cost effectiveness threshold is inappropriate. This concept could be applied to the 
NICE VBA methodology or the NICE HST programme could be expanded to cover more rare diseases and cancer sub-populations. 
 
Merck Serono would also like to highlight that the threshold was set in 1999. It never had an empirical basis, and has not been 
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reviewed for inflation in the last 13 years. The World Health Organisation advises that a suitable threshold might be three times 
GDP, which in the case of the UK indicates a threshold of c£68,000. The DH itself uses a QALY threshold in other areas of £40-60,000 
and therefore a maximum of £50,000 could be deemed too low. 

UCB Pharma Ltd Main = 
Question 3 
-- Other = 

The maximum weight of 2.5 does provide a useful ceiling ‘under normal circumstances’ to support consistency, predictability and 
transparency, although there is no detailed explanation on how the 2.5 multiplier was determined. Nevertheless, UCB believes that 
a proportion of the submissions should be expected to exceed the 2.5 ceiling, for instance when innovative treatments (e.g. 
biologics or orphan drugs) are being reviewed, in a context of less effective comparators or of supportive treatments. In addition, 
where a particular weight has been fully utilised, perhaps due to high unmet need or improvement in outcome, it is reasonable to 
allow flexibility. Of note, ad hoc flexibility on the ICER threshold was already allowed by NICE over the previous years, most notably 
in cancer therapy. (e.g. see Cerri et al. , Figure 2; or Dakin et al., Figure 4 ) 
 
Furthermore, for one of the other current modifiers, the ‘innovative nature of the technology’, we regret that there is currently no 
clear definition or guidance on how this is accounted for or weighted into the 2.5 multiplier. A clear definition of innovation would 
improve NICE’s overall objective of predictability in decision-making. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
Question 3 
-- Other = 

No, there should not be a fixed upper limit on the modifiers as the maximum QALY weighting of 2.5 is arbitrary and is not evidence 
based. Flexibility should be available to Committees to apply further discretion and approve medicines above any fixed upper limit 
where appropriate. 

Roche Products 
Limited UK 

Main = 
Question 3 
-- Other = 

No. 
 
A maximum weight of 2.5 (applied to £20,000 per QALY gained) is not a reasonable maximum when all modifiers apply. Neither 
society’s preference for a maximum weight of 2.5, or an upper threshold of £50,000, are evidence-based and advice issued based on 
this weight cannot be considered to be made in light of all available evidence. Indeed, research conducted by the University of 
Sheffield (Brazier et al. 2012) shows society’s preference to weight certain QALYs by more than 10 times as much as others.  
 
On page 4 it is stated that “No specific instruction was given to the Appraisal Committees with regard to the magnitude of this 
additional weight they should consider reasonable, but over time, practice has led to the application of a maximum weight of 2.5 
from a starting point of £20,000 per QALY.” The ‘revealed’ preferences of Appraisal Committees (who are not democratically 
elected) seem to show that a £50,000 per QALY threshold has emerged for End of Life (EoL) technologies. Given this, and that EoL is 
assumed to be fully captured by burden of illness, there appears to be no real value being given to wider societal impact. This means 
that under VBA, a technology meeting EoL (as captured by burden of illness) that could also demonstrate substantial wider societal 
impact would be viewed as providing no more value than under the current system.  
 
Roche notes that the World Health Organisation (WHO) determine the basic cost effectiveness threshold of technologies to be 
within the region of one to three times Gross Domestic Product (GDP) per capita. Current NICE thresholds are not aligned with this 
international approach to cost effectiveness.  
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Finally, Roche believes that this proposal will not improve access to new breakthrough medicines, and that VBA could further widen 
the gap between UK access to medicines and the levels of medicines access achieved in economically similar countries. The value 
that NICE has historically placed on improvements in quality of life and extension of life, means that patients in England have had to 
forgo some of the medicines that would benefit them most and that would keep them alive for longer. To achieve levels of access to 
medicines comparable to those of other, economically similar countries, NICE needs to value improvements in quality of life and 
extension of life in line with the value that other countries place on life.  
 
Disappointingly, this VBA proposal does not value extensions or improvements in the quality of life any more highly, and as such, 
patients living in England will continue to be sub-optimally treated. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
Question 3 
-- Other = 

Janssen supports the ABPI position, that no – a maximum weight of 2.5 is not a reasonable maximum. The current 1.7X QALY 
weighting of the current upper threshold relates to EoL, which is an arbitrary upper limit that was retrospectively fitted and based 
upon the sunitinib (Sutent) appraisal. In fact, Janssen is surprised that the terminology of 2.5x weighting from £20k is now being 
used as an explicitly considered threshold, when the range of cost-effectiveness has previously been considered to sit between £20 
to £30K per QALY.  
 
Maintaining the same arbitrary ‘upper threshold’ under VBA does not address the fundamental issue that NICE currently faces, that 
is, it is the European outlier in accepting the value of innovative new treatments, particularly in the area of oncology. NICE’s current 
threshold, even with the EoL modifier, resulted in zero oncology drugs being recommended in 2013 under the STA programme. This 
is because the willingness to pay for health benefits in oncology is seriously and significantly out of step, and falling increasingly 
behind other major western healthcare systems. The disparity of approvals in oncology medicines in this country compared to our 
European counterparts should be considered a matter of national concern. A clear reason we are falling behind is because the base 
threshold range of £20K to £30K per QALY has remained static since 1999, meaning that NICE is willing to pay the same amount of 
money per health outcome as they did 15 years ago. In real terms, this means that every year NICE is willing to pay less and less for 
new treatments in real terms. Arguments that the average NHS cost per QALY is less than £20K negates much of the context; much 
of this can be explained by the price of older, off-patent treatments that would have had, at launch, much higher ICER estimates. 
The academic approach to the UK threshold assumes a static, fixed system, when the reality is one of a dynamic, fluid system. Of 
particular note, and as articulated in the ABPI response, the new PPRS system, whereby the UK-based pharmaceutical industry 
underwrite the growth in the branded medicines bill means that the academic theory of opportunity cost is no longer of the same 
relevance. New innovative treatments can now be adopted without uncontrolled growth in costs. We are also concerned that the 
current NICE paradigm gives little, if any consideration to the lifetime value of innovation. The fundamental question is what society, 
and thus Government consider appropriate to pay for innovative new treatments. There is recognition that NICE is beginning to 
address these issues through initiatives such as the Highly Specialised Treatment (HST) programme.  
 
Lastly, not only is NICE out of step with other large European countries (France, Germany, Italy, Spain, etc), but it is also out of step 
with other comparable HTA countries, such as Canada, Australia, Sweden and Scotland. None of these other cost per QALY countries 
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employ a strict upper threshold, rather, they reserve judgement on a case-by-case basis, to be exercised by the relevant committees 
within their jurisdiction. As stated above, given that the new PPRS agreement has recently been signed, which effectively 
underwrites growth in the medicines bill, NICE should adopt a more flexible approach as is seen in these other countries. 

Association of 
British Healthcare 
Industries 

Main = 
Question 3 
-- Other = 

It could be argued that the maximum weight should be increased from 2.5 but in any case we believe it should not be quantified and 
depending on the circumstances, the committee should be able to make qualitative determination. Clear guidelines and examples 
should be provided to ensure fairness but care should be taken not to make it too prescribed. 

AbbVie Main = 
Question 3 
-- Other = 

Whilst AbbVie understands the need to place a maximum weight on the modifier, technically in the spirit of VBA, there should be no 
restrictions on profit for a medicine that is truly innovative and offers substantial therapeutic improvement for patients. 

Bayer Main = 
Question 3 
-- Other = 

It is not feasible to comment on the reasonableness of the weighting of 2.5 whilst it is unclear to what threshold the 2.5 will apply. 
The diagram in section 37 suggests that a weighting of 2.5 will apply to the threshold of £20,000. Previously, factors such as 
uncertainty, innovation, other non-health NHS priorities (positive service impact, for example), and health-related quality of life 
(HRQoL) not captured by the QALY were additional to this threshold of £20,000 and allowed positive recommendation of 
technologies with a most plausible ICER up to £30,000 and above. This should remain the case with the revised methods and the 
additional weighting for burden of illness and societal impact should be on top of that allowed for the existing modifiers.  
 
Moreover, given the absence of detail regarding the application of the proposed value based assessment, it is unclear how this 
weighting compares to the current modifiers for end of life criteria. Applying a weighting of 2.5 to the £20,000 threshold would 
suggest 2.5 is an unreasonable maximum weighting, as end of life criteria allowed an unspecified weighting to be applied 
independently of the other factors such as innovation, uncertainty, non-health NHS factors and benefit not captured by the QALY. 

Pfizer Main = 
Question 3 
-- Other = 

Pfizer does not support the use of a fixed maximum weight of 2.5 which cannot be exceeded in appropriate circumstances at the 
discretion of Appraisal Committees.  
 
The maximum weight of 2.5 is arbitrary and there is no theoretical or empirical evidence supporting it. In addition, it is inconsistent 
with examples of treatments that were recommended with ICERs over £50K or above £30K without the EoL criteria. 
 
It is evident that NICE is recommending fewer and fewer new cancer medicines even with the availability of the existing EoL criteria 
which allows the use of a maximum £50K threshold. Therefore, it is almost certain that the application of a maximum weight of 2.5 
will limit the ability to adequately assess and reward the new additional value elements. Ultimately this will not improve access to 
new and innovative treatments, requiring the ongoing need for alternative funding streams such as the Cancer Drugs Fund. 
 
NICE Appraisal Committees need to have the flexibility to make appropriate and pragmatic recommendations on a case by case 
basis capturing all the value modifiers. The flexibility to permit them to go beyond a fixed limit where they consider it appropriate is 
fundamental in this new process. Also, a rigid fixed upper limit, which cannot be exceeded, should not now be required given the 
expected impact of the current PPRS agreement.  



Responses to TA Methods Addendum Public Consultation         87 of 318 

Name & Org Sections Comments 
 
Finally, it is important to define how the “innovative nature of the technology” factor can be used to greater effect within the new 
VBA framework to achieve the result that more new medicines can be approved by NICE for use on the NHS. 

Boehringer 
Ingelheim 

Main = 
Question 3 
-- Other = 

Boehringer Ingelheim does not support the maximum weight of all modifiers being 2.5, because: (1) insufficient evidence has been 
provided to justify how 2.5 was derived or why it is an appropriate value; (2) if a maximum weight is adopted, it is inconsistent to 
only apply the weight to the lower limit of £20,000 per QALY gained, and should be applied to the upper limit of £30,000 per QALY 
gained as well i.e., equating to a range of £50,000 - £75,000 per QALY gained; (3) if the maximum weight is restricted to 2.5, 
circumstances where a single modifier applies, such as BoI alone, should enable the maximum weight to be applied so as to not 
adversely impact patients who currently meet EoL criteria; and (4) the weight of any single or combined modifier should be 
unrestricted i.e., no arbitrary maximum, as this would allow greater flexibility within the system, provide greater access to 
innovative health technologies, and reduce the need for the Cancer Drugs Fund (CDF). 

Bristol-Myers 
Squibb 
Pharmaceuticals 
Limited 

Main = 
Question 3 
-- Other = 

No.  
We recommend NICE move from cost-effectiveness-centric decision making to a multi-criteria-decision-making framework. Similar 
decision making approaches are already being used elsewhere in the NHS, e.g. in the cancer Drugs Fund (CDF).  
 
In such a framework cost-effectiveness could be one criterion, and others could be burden of illness (measured by level of unmet 
need), and the innovative character of the technology. We further recommend including an additional factor of ‘disease rarity’. 
Disease rarity makes it difficult to supply a treatment at low enough prices to meet NICE’s cost-effectiveness threshold. Medicines 
for very rare diseases are presently considered by the Highly Specialised Treatments (HST) Programme which recognises that the 
application of any specific cost effectiveness threshold is entirely inappropriate. Therefore, we propose to measure this component 
by grouping the populations under appraisal into the below described categories. 
 
Below we describe how such a system could be operated in more detail: 
All criteria (such as cost-effectiveness, burden of illness, rarity, and innovation) should be weighted individually to produce four 
separate point scores and a total score, i.e. the sum of individual scores of each criterion. The sum of points should then inform the 
reimbursement decision for the technology to be appraised, i.e. the higher the sum of points the more likely a positive 
reimbursement decision. 
 
Cost-effectiveness 
The calculation of cost-effectiveness should be conducted as is, but include wider societal impact as recommended by us under 
question 2. However the incremental cost-effectiveness ratio (ICER) should not be measured against a cost-effectiveness threshold 
to inform a ‘yes’ or ‘no’ decision, but weighted in points against cost-effectiveness ranges. These cost-effectiveness ranges could be 
modelled on the cost-effectiveness threshold ranges currently in use: 
• ICER ≤£20k/QALY: 25 points 
• ICER £20k to £30k: 20 points 
• ICER £30k to £50k (the current End-of-Life maximum threshold): 15 points 
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• ICER £50k to £75k (£75k resulting from the application of a 2.5 weighting on the current upper (non-EoL) threshold of £30k): 10 
points 
• ICER £75k to £125k (£125k resulting from the application of a 2.5 weighting on the current EoL threshold of £50k): 5 points 
• ICER ≥£125k: 0 points 
 
Burden of illness (adopted from FDA criteria for accelerated regulatory review process (i) ) 
• Very high = No alternative therapy: The medicine has an effect on a serious outcome of the condition that is not known to be 
influenced by available therapy (e.g., progressive disability or disease progression when the available therapy has shown an effect 
on symptoms, but has not shown an effect on progressive disability or disease progression): 25 points 
• High: the technology has an improved effect on a serious outcome(s) of the condition compared with available therapy (e.g., 
superiority of the new drug to available therapy when either used alone or in combination with available therapy (i.e., as 
demonstrated in an add-on study)), or has an effect on a serious outcome of the condition in patients who are unable to tolerate or 
failed to respond to available therapy, or can be used effectively with other critical agents that cannot be combined with available 
therapy: 20 points 
• Medium: Provides efficacy comparable to those of available therapy, while (1) avoiding serious toxicity that occurs with available 
therapy, (2) avoiding less serious toxicity that is common and causes discontinuation of treatment of a serious condition, or (3) 
reducing the potential for harmful drug interactions, or provides safety and efficacy comparable to those of available therapy but 
has a documented benefit, such as improved compliance, that is expected to lead to an improvement in serious outcomes or 
addresses an emerging or anticipated public health need, such as a drug shortage: 10 points 
• Low: nothing of the above: 0 points 
 
Rarity 
• Ultra orphan: 25 points 
• Orphan: 20 points 
• Small subpopulation(s): 15 points 
• Large subpopulation(s): 10 points 
• Large overall population: 0 points 
 
Innovation (for innovation please see additional comment below) 
• Breakthrough innovation: 25 points 
• Very innovative: 15 points 
• Innovative: 10 points 
• Not innovative: 0 points 
 
In such a framework the points for each individual criterion should be added up with a high number of points indicating a high 
likelihood of a positive recommendation. 
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(i) http://www.fda.gov/forconsumers/byaudience/forpatientadvocates/speedingaccesstoimportantnewtherapies/ucm128291.htm 

Baxter Healthcare 
Ltd. 

Main = 
Question 3 
-- Other = 

3- Not supporting the use of a fixed maximum weight of 2.5 as the cap is arbitrary and there is no theoretical or empirical 
evidence.<--- AS PER ABPI 

Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
Question 3 
-- Other = 

No. 
ABPI does not agree that a £20,000 cost per QALY threshold should be used as a fixed baseline upon which modifiers are applied. 
This is because committees already make decisions at the upper end of the £20-£30,000 range and, it has been demonstrated that 
NICE already approves a number of medicines for use above this range and has done so for a considerable length of time. There is 
evidence showing that historically: 
 
• NICE has operated at the upper (rather than the lower) end of the threshold range (Rawlins et al., 2010) 
• The ICER, at which the probability switches from more-likely-to-accept to more-likely-to-reject, is over £30,000 (Dakin et al., 2013). 
 
Furthermore, ABPI does not support the use of a fixed maximum weight of 2.5 which cannot be exceeded in appropriate 
circumstances at the discretion of Appraisal Committees. This is because the 2.5 cap is arbitrary and there is no theoretical or 
empirical evidence supporting it. 
 
A rigid fixed upper limit, which cannot be exceeded, should not now be required given the expected impact of the current PPRS 
agreement to 2018 In this context, the constraints imposed by a maximum cost effectiveness threshold should be reviewed and 
flexibility provided to Appraisal Committees to exceed this limit when they consider it appropriate. 
 
For example, NICE is approving fewer and fewer new cancer medicines even with the availability of the existing EOL criteria which 
utilises a current maximum weighting of 2.5. In order that more new cancer medicines can be approved, further flexibility should be 
provided to Committees, which permit them to go beyond a fixed limit where they consider it appropriate. 
 
The introduction of the Cancer Drugs Fund (CDF) in part was a response to the fact that NICE’s existing approach for cancer 
medicines does not meet the objective of improving outcomes for cancer patients through better access to effective innovative 
medicines. The use of higher weightings in certain circumstances could help address this key strategic objective of the NHS to 
reduce mortality from cancer. 
 
Further work is required to define how the “innovative nature of the technology” factor can be used to greater effect within the 
new VBA framework to achieve the effect that more new medicines can be approved by NICE for use on the NHS. 
 
ABPI notes that the use of absolute and proportional shortfall will only raise the applicable approval threshold above £20,000 per 
QALY if they are greater than the values of such shortfalls for displaced treatments. It is not clearly stated in the current consultation 
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which approach will be adopted by NICE to estimate those values. ABPI assumes that the values indicated in the retrospective 
analysis spreadsheet will be adopted but until this is clarified it is not possible to confirm whether the approaches proposed for the 
use of absolute and proportional shortfall are acceptable. 

Ferring 
Pharmaceuticals 
Ltd. 

Main = 
Question 3 
-- Other = 

Ferring feels that there is also significant uncertainty regarding the use of modifiers and how they will be used in practice. Ferring 
does not agree that a fixed maximum weight of 2.5 is appropriate, as this weight has not been derived in an evidence-based 
manner. Ferring suggests that a fixed upper limit is not adopted, but rather Appraisal Committees are allowed the freedom to 
exceed this limit where appropriate. 

American 
Pharmaceutical 
Group (APG) 

Main = 
Question 3 
-- Other = 

No the APG does not agree that the 2.5 maximum uplift of the ICER threshold is a fair maximum. 
It is also worth noting that if the ICER threshold is not raised then NICE is only addressing the process, not the key issue of patient 
access to innovation. 
 
The UK needs to reward innovation if it is to encourage the high risk investment required to develop innovative treatments. This is 
becoming increasingly pertinent in the changing healthcare environment which is transitioning towards the discovery of treatments 
for rare diseases, highly specialised treatments in oncology and using cutting edge science, such as immunology and personalised 
medicine, which are vastly improving patient outcomes. 
 
It is worth noting that there is a enormous gap between the ICER threshold used by NICE’s Health Technology Appraisal Programme 
(HTA) and the highly specialised technologies (HST) appraisal process for ultra rare medicines, which does not ask for a cost per 
QALY calculation. Through the HST programme, NICE has explicitly recognised that the traditional HTA framework is not suitable for 
ultra-orphan disease. 
 
Consequently, rare disease medicines and treatments aimed at subsets of patients, which have vastly smaller patient populations 
than more common diseases, are at a striking disadvantage, as they must still satisfy the base ICER range of £20,000 to £30,000. The 
APG urges NICE to reconsider the appropriateness of the QALY threshold for assessing medicines for smaller patient populations. 
As highlighted by the ABPI, the recently agreed PPRS will mean that newly approved medicines will not financially impact upon the 
medicines budget. NICE should therefore feel empowered to approve innovative and effective medicines as the cost burden will fall 
upon industry, not the NHS. 

Takeda UK Ltd Main = 
Question 3 
-- Other = 

No. 
 
TAKEDA UK does not agree that a £20,000 cost per QALY threshold should be used as a fixed baseline upon which modifiers are 
applied. This is because committees already make decisions at the upper end of the £20-£30,000 range and, it has been 
demonstrated that NICE already approves a number of medicines for use above this range and has done so for a considerable length 
of time. There is evidence showing that historically: 
 
• NICE has operated at the upper (rather than the lower) end of the threshold range (Rawlins et al., 2010) 
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• The ICER, at which the probability switches from more-likely-to-accept to more-likely-to-reject, is over £30,000 (Dakin et al., 2013). 
 
Furthermore, TAKEDA UK does not support the use of a fixed maximum weight of 2.5 which cannot be exceeded in appropriate 
circumstances at the discretion of Appraisal Committees. This is because the 2.5 cap is arbitrary and there is no theoretical or 
empirical evidence supporting it.  
 
A rigid fixed upper limit, which cannot be exceeded, should not now be required given the expected impact of the current PPRS 
agreement to 2018 In this context, the constraints imposed by a maximum cost effectiveness threshold should be reviewed and 
flexibility provided to Appraisal Committees to exceed this limit when they consider it appropriate. 
 
For example, NICE is approving fewer and fewer new cancer medicines even with the availability of the existing EOL criteria which 
utilises a current maximum weighting of 2.5. In order that more new cancer medicines can be approved, further flexibility should be 
provided to Committees, which permit them to go beyond a fixed limit where they consider it appropriate. 
 
The introduction of the Cancer Drugs Fund (CDF) in part was a response to the fact that NICE’s existing approach for cancer 
medicines does not meet the objective of improving outcomes for cancer patients through better access to effective innovative 
medicines. The use of higher weightings in certain circumstances could help address this key strategic objective of the NHS to 
reduce mortality from cancer. 
 
Further work is required to define how the “innovative nature of the technology” factor can be used to greater effect within the 
new VBA framework to achieve the effect that more new medicines can be approved by NICE for use on the NHS.  
 
TAKEDA UK notes that the use of absolute and proportional shortfall will only raise the applicable approval threshold above £20,000 
per QALY if they are greater than the values of such shortfalls for displaced treatments. It is not clearly stated in the current 
consultation which approach will be adopted by NICE to estimate those values. TAKEDA UK assumes that the values indicated in the 
retrospective analysis spreadsheet will be adopted but until this is clarified it is not possible to confirm whether the approaches 
proposed for the use of absolute and proportional shortfall are acceptable. 

Office of Health 
Economics 

Main = 
Question 3 
-- Other = 

The maximum QALY multiplier of 2.5 is arbitrary. It is not based on evidence surrounding the opportunity cost of NHS spending nor 
on evidence of societal preferences for valuing any of the proposed modifiers. The maximum threshold of £50,000 per QALY 
(implied by the 2.5 multiplier) reflects the precedent set by a medicine with an ICER of around £50,000 per QALY that met the EoL 
criteria. However, there have been instances where NICE has recommended technologies with ICERs greater than this threshold. 
Dakin et al. (2013) estimate that, based on NICE decisions between 1999 and 2011, a technology with an ICER greater than £52,000 
per QALY had only a 75 percent (not 100 percent) chance of rejection. 
 
In assessing the reasonableness of £50,000 per QALY as a maximum threshold, it is important to discuss the evidence supporting the 
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£20,000 per QALY “base” threshold to which it is proposed the 2.5 multiplier will apply. Dakin et al. (2013) report evidence that, in 
practice, the point at which a technology is more likely to be rejected than accepted is actually around £40,000 per QALY in the 
current system. If it is not the intention for the introduction of VBA to result in fewer recommendations, it is important that NICE is 
aware of the evidence that suggests current practice is not reflected in the base threshold of £20,000. 
 
Finally, if accounting for burden of illness as measured by proportional QALY shortfall is intended to replicate the effects of the EoL 
criteria, the maximum multiplier should not be available only to products where all modifiers apply. We would expect this to result 
in substantially fewer recommendations as it would be much more difficult for EoL medicines to achieve the full weighting. Limiting 
the maximum multiplier to technologies that tick every box would imply that a hypothetical product that scores the theoretical 
maximum in all but one factor (where it has an average score) could not reach the maximum threshold. This could lead to an 
unintended diminution of manufacturers’ incentives to research in areas covered by the modifiers. 
 
 
Reference: 
 
Dakin, H., Devlin, N., Feng, Y., Rice, N., O’Neill, P. and Parkin, D., (2013). The influence of cost-effectiveness and other factors on 
NICE decisions. OHE Research Paper 13/06. London: Office of Health Economics. 

ThromboGenics 
N.V. 

Main = 
Question 3 
-- Other = 

• A fixed or rigid cap of £50,000 per QALY is not necessary to protect the drug budget and contradicts the suggestion that in the 
consultation document that maximum flexibility should be possible where all modifiers apply. 
 
• In reality NICE’s QALY cap of £50,000 is likely to be lower as the majority of treatments are unlikely to score highly on all modifier 
 
• It is difficult to comment further on this aspect without understanding the evidence on which the maximum weight of 2.5 has 
been based. We are not aware of any empirical evidence or objective assessment of why the maximum weight should be 2.5 and 
not 1.5, 2.0 or 3.0, or indeed why the maximum cost-effectiveness threshold should be £50,000/QALY for medicines securing the 
maximum BOI/WSI weightings. The previous threshold of £20,000-£30,000 has previously been criticised for not being evidence-
based and we think it is crucial to base the maximum weight on some objective assessment, and not simply to legitimise the current 
status quo where the end of life criteria are applied. 

Napp 
Pharmaceuticals 
Limited 

Main = 
Question 3 
-- Other = 

The recent PPRS agreement means that additional costs of medicines above the allowed growth in the medicines bill are met by the 
pharmaceutical industry. This should allow NICE to have a more flexible approach to the value of the weighting modifiers. 

Sanofi Pasteur MSD Main = 
Question 3 
-- Other = 

A maximum weight would appear to be reasonable, especially if this is broadly in line with historical decisions. However, it is not 
cogently detailed as to how 2.5 has been derived and the empirical rationale and source for using this weighting. The proposed 
changes to the Guide to the Methods of Technology Appraisal currently lack a clear explanation of how an intervention could fulfil 
each criterion, and how it could score the maximum 2.5. 
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Lilly UK Main = 

Question 3 
-- Other = 

No, we do not believe that the sum of all the weights should add up to 2.5 – BoI and WSI are important enough to merit an 
individual weight of up to 2.5 in isolation. The additional factors should be considered individually.  
 
Lilly does not believe that each of the six criterion should be weighted to give a total possible weight of 2.5. We believe that given 
their importance, BoI and WSI should be able to achieve the maximum weight of 2.5 on their own, if the medicine achieves the 
highest possible value for BoI or WSI. Each additional factor should be considered individually rather than cumulatively, and the 
factors determining the weight for each modifier should be accurately documented to help ensure transparency for all.  
We support the suggestion by the ABPI that the use of multi-criteria decision analysis (MCDA) could be piloted in the appraisal 
process as a way to improve transparency and consistency across committees. We accept that MCDA as an approach is not without 
its own challenges, therefore a pilot approach is necessary to test the specific way in which some form of MCDA could be applied. 

Eisai Ltd Main = 
Question 3 
-- Other = 

No, there should not be a fixed upper limit on the modifiers as the maximum QALY weighting of 2.5 is arbitrary, based on one 
appraisal and is not evidence based. Flexibility should be available to Committees to apply further discretion and approve medicines 
above any fixed upper limit where appropriate as in all other HTA QALY based markets. 

Celgene Ltd Main = 
Question 3 
-- Other = 

No. 
 
There is no logical or evidence-based rationale for a fixed maximum weighting. This is reflected by the absence of any maximum 
weighting/threshold in existing NICE methods policy for technology appraisals (eg; when existing decision ‘modifiers’ such as 
innovation or EoL are acknowledged) or within NICE’s methods policy for the Highly Specialised Technologies (HST) program. 
 
We do understand that the cost-effectiveness of new technologies should be assessed versus certain thresholds. However, the basis 
for NICE’s existing threshold policy is weak – it is unclear what the opportunity cost of introducing new medicines is (nor whether 
opportunity cost even remains a valid consideration given the current PPRS agreement) and the rationale for the existing threshold 
range (ie; based on factors such as uncertainty) is also unclear. Therefore, the threshold/s should not be arbitrarily fixed, and it is 
more appropriate for a range of thresholds to be operable with decision-makers able to exercise judgement and thus have the 
freedom to approve certain medicines (eg; in exceptional circumstances) with higher ICERs. 

AstraZeneca Main = 
Question 3 
-- Other = 

AstraZeneca supports the ABPI response to this question. 

Lay Member - 
Committee C 

Main = 
Question 3 
-- Other = 

There is no philosophical or ethical system which can help to provide an answer to this question. The only logical answer is that it 
seems fair in comparison to the current application of EoL considerations. 

Lay Member - 
Committee D 

Main = 
Question 3 
-- Other = 

No. 
 
1. There is no particular reason given to pick 2.5, other than that this was the ratio used for end of life, and that is not a relevant 
reason when we are considering entirely different modifiers. 
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2. 2.5 is too high because: 
a. it provides a very large amount of discretion between appraisals, and between appraisal committees, and is likely to lead to 
decisions that are potentially inconsistent and difficult to justify; 
b. the document lacks any real normative reasoning as to why the two new modifiers are fair, and the use of such a large ratio 
would require a strong ethical justification  
c. committees seem likely to be in comfortable with such a large degree of discretion - see my answer to Q5 below. 
3. I would suggest a smaller maximum such as 1.5. 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 
Question 3 
-- Other = 

Paragraph 10 states that the factor of 2.5 was derived empirically from the practice of the Appraisal Committees in the framework 
of the end of life treatments protocol. Paragraph 16 specifies that this is the maximum that has been considered acceptable by the 
Appraisal Committees during the 15 years of the TA programme. No specific instructions were given to the Appraisal Committees on 
the magnitude they should consider reasonable. The factor of 2.5 is derived from a starting point of £20,000/QALY, thus equalling 
£50,000/QALY. It seems very likely that such a rounded-up number experiences an anchoring effect and, hence, may not adequately 
reflect the factual maximum willingness to pay. 
 
As there is no scientific basis for an estimate of weights I am afraid this is hard to tell. If one looks at the Dutch proposition to 
differentiate between 10,000 and 80,000 €/QALY according to severity, a factor of 8 might also be considered as reasonable. For 
other ways and factors see also the Swedish guidelines. 

Individual Main = 
Question 3 
-- Other = 

Yes. 
However the wording could perhaps be softened to ‘in general it is not expected a modifier above 2.5 would be used’, as opposed 
the current absolute language. This would give committees discretion to approve extreme therapies, without needing to resort to 
contortions in ICERs or methods, for example the case of mifamurtide in osteosarcoma. 

Healthcare 
Improvement 
Scotland 

Main = 
Question 3 
-- Other = 

We note that there are benefits and risks of applying a maximum weighting factor. After consideration of the benefits and risks the 
Scottish Medicines Consortium’s current process does not apply a weighting factor. 

All Wales 
Therapeutics and 
Toxicology Centre 

Main = 
Question 3 
-- Other = 

It would be useful to benchmark the upper limit of the cost -effectiveness threshold against experience with lifeextending end-of-life 
drugs. To this end, a retrospective analysis of past advice would allow this question to be answered. 

NCC - Mental 
Health 

Main = 
Question 3 
-- Other = 

This weight is empirical, based on a review of previous decisions by Appraisal committees regarding end of life treatments. I think 
further research is needed to determine this maximum weight depending on society’s preferences, but it is a reasonable maximum 
for the time being, as it is overall consistent with previous NICE criteria. 

12 GM CCGs Main = 
Question 3 
-- Other = 

It is not explained the methodology of how the maximum modifier has been reached, other than it matched current end of life 
thresholds. This appears somewhat empirical and non scientific.  
 
The York Health economics unit has produced papers to justify why the NICE QALY threshold is already higher than can be afforded 
in our currently economically austere environment. This modifier is very likely to enhance the £20-30,000 threshold to higher levels, 
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potentially making previously ‘uneconomic’ treatments now approvable.  
 
We would need to see an assessment of currently approved treatments, using the new methodology to validate the approach. 
Without this independent evaluation of relevance and validity we would not have faith that this was not being used to support 
treatments which would been deemed inferior in the current system. 
 
Consistent application is vital for support from the wider NHS who implement NICE guidance. 

Genetic Alliance UK Main = 
Question 3 
-- Other = 

In a Patient Charter examining the NICE’s Highly Specialised Technology Evaluation programme [4], Genetic Alliance UK revealed 
significant patient concern with the current process, due in part to its inappropriate eligibility requirements and restricted capacity – 
it is anticipated to evaluate only two or three drugs a year.  
 
Applying a maximum weight of 2.5 would effectively cap the maximum cost per QALY value at £50,000. NICE claim that they have 
never recommended a technology with a cost per QALY exceeding £50,000 in their 15yrs of technology appraisal. However, this 
statement conflicts with the findings of a study by Dakin and colleagues from the Office of Health Economics, which examined the 
relationship between NICE decisions and the calculated cost per QALY. This revealed that NICE has previously given positive 
recommendations to technologies with a cost per QALY, also known as an incremental cost-effectiveness ratio (ICER), in excess of 
£50,000 (Figure 1).  
 
Figure 1: Impact of ICER ranking on recommendations. Decisions are ranked by ICER, with NICE decisions to ‘recommend’ shown in 
blue and to ‘reject’ shown in red. 
 

 
[H. Dakin et al., The influence of cost-effectiveness and other factors on NICE decisions. Office of Health Economics, November 
2013.] 
 
In addition to raising questions about the transparency of NICE’s historical QALY calculations and appraisal recommendations, this 
finding suggests that the introduction of a fixed cap at £50,000 per QALY would mean that some technologies that had previously 
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been approved by NICE would no longer be deemed cost-effective. It will also mean that, from now on, NICE will have two very 
different appraisal streams: one unable to recommend medicines above this cap, and the other, a highly limited stream evaluating 
medicines for very rare conditions with no QALY calculations or a cost-effectiveness threshold. The stark difference between these 
two streams places even greater importance on topic selection for HST and increases the potential for inequity in access to 
medicines for rare disease patients. Moreover, the vast majority of stratified medicines and treatments for rare diseases will fall in 
the gap between these two programmes, and will not be suitable for any form of NICE appraisal. As a result, patient access to these 
medicines will be dependent on the ability of NHS England to take on the burden of their evaluation.  
 
NICE need to formally acknowledge that by introducing the £50,000 per QALY cap they will be in a position from which they will be 
unable to appraise the majority of stratified medicines and medicines for rare diseases, and that the major responsibility of 
determining which rare disease medicines will be made available to patients will be transferred to NHS England. At present, the 
decision as to which medicine is evaluated by NICE is made by the Minister following recommendations from NICE, with very little 
consultation with NHS England . Given the importance of NHS England’s current and future role in evaluating medicines for rare 
diseases, we believe a more formal involvement of NHS England in these decisions is required.  
 
We would also like to draw attention to our experiences of using the NICE website to investigate the cost per QALYs associated with 
previous appraisals. We noted a striking lack of consistency in the reporting of cost per QALYs. Even within final, published guidance, 
multiple cost per QALY values are cited with limited explanation of how they are calculated or upon which cost per QALY the NICE 
Appraisal Committee ultimately based their decision. 
 
Cost per QALY calculations can change dramatically when cost-benefit models are altered by the manufacturer, Evidence Review 
Group or Appraisal Committee, or when NICE reaches an agreement with a manufacturer on a Patient Access Scheme. In some 
cases, the difference in cost per QALY values in draft and final guidance can mean the difference between a negative or a positive 
NICE recommendation e.g. Mifamurtide (Takeda UK), which went from ‘possibly even above £100,000 per QALY’ in draft guidance 
to £36,000 per QALY in final guidance. Despite the importance of these changes, cost per QALY calculations are often poorly 
described and are not explained.  
 
Given the opaque and unaccountable manner in which cost per QALY values have historically been calculated and communicated at 
NICE, Genetic Alliance UK is unwilling to put additional faith in these calculations as measures of BoI and WSI. 
 
[4] Patient Charter: Patient perspectives and priorities on NICE’s evaluation of highly specialised technologies. Genetic Alliance UK, 
April 2014, available at: www.geneticalliance.org.uk/hstcharter.htm 

Multiple Sclerosis 
Trust 

Main = 
Question 3 
-- Other = 

Without greater detail of the model and how it might work in practice, this question is impossible to answer 

Rarer Cancers Main = As set out in response to question 1, we are concerned that a maximum weighting of 2.5 when all modifiers apply will mean an 
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Foundation Question 3 

-- Other = 
effective reduction in the threshold for end of life treatments (which tend to occur later in life when the absolute QALY shortfall may 
be smaller). Our preferred option would be to retain and reform the End of Life Criteria, making clear that the maximum flexibility 
should apply to treatments that meet the Criteria. 
 
We have a wider concern about setting out a ‘hard’ maximum threshold. The 2014 Pharmaceutical Price Regulation Scheme (PPRS) 
effectively indemnifies the NHS from cost increases in branded medicines for the next five years, with industry compensating the 
Department of Health for unplanned expenditure. This should mean that there is no displacement effect from additional 
expenditure. Given this, NICE’s previous statement that, “it will be important that the Committee does not allow the upper limit of 
ICER acceptability to be too high, because valuable care elsewhere in the NHS might be displaced without at least an equally 
valuable gain being achieved” (7) no longer holds true.  
 
We therefore propose that NICE and the Department of Health should consider whether the threshold should be lifted, at least on a 
temporary basis, and the impact on expenditure evaluated. The terms of the PPRS mean that patients would benefit from increased 
access to medicines, clinicians would be able to prescribe the treatments they feel could most benefit their patients and industry 
would foot the bill for any increase in expenditure. 
 
(7) NICE, Board Item 4: Value Based Assessment of Health Technologies, January 2014, paragraph 49 

Target Ovarian 
Cancer 

Main = 
Question 3 
-- Other = 

No. It is not clear in the consultation document why an upper limit is necessary given that the 2014 Pharmaceutical Price Regulation 
Scheme provides assurance on almost all of the branded medicines bill for the NHS. “The bill will stay flat over the first 2 years of the 
scheme and will grow slowly after that. The industry will make payments to the Department of Health if NHS spending on branded 
medicines exceeds the allowed growth rate” (Department of Health, December 3, 2013). Furthermore, if the maximum weight is 
available only when all modifiers apply, the current maximum threshold for end of life treatments is, in effect, lowered. 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
Question 3 
-- Other = 

We appreciate that there are stretched budgets in the NHS and that when NICE approves a new treatment it displaces money spent 
elsewhere in the NHS. Therefore, we believe it is good to have an upper guide limit but hope that NICE maintains its flexibility to 
exceed this amount in limited cases (for example in therapeutic areas with the highest unmet needs). 
 
NICE has approved treatments that exceed £50,000 in the past and we feel that this is reasonable in limited cases. 

Pancreatic Cancer 
UK 

Main = 
Question 3 
-- Other = 

No.  
 
We are concerned that this will mean a more rigid system resulting in exceptional cases being refused. Indeed, it could potentially 
worsen the existing situation, which the Cancer Drugs Fund is designed – temporarily – to address. The system needs to be built in 
such a way as to take on board the rationale for the CDF being created in the first place and come up with greater flexibility to allow 
more cancer drugs through the process, not fewer. It is far from clear this will happen in this instance. 
 
Moreover, by building in a maximum weighting ‘where all modifiers apply’ it leaves open the possibility that the burden of illness 
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element, designed to incorporate concerns about End of Life weighting, could be downgraded. This is a major concern to us and 
other cancer charities. 

Breast Cancer Care Main = 
Question 3 
-- Other = 

We do not feel able to comment in detail on this without examples of how this would work in practice. This seems a very inflexible 
approach, which may mean that particularly innovative drug technologies cannot be favoured in the assessment process. 
 
Since 2011, there have been eight negative NICE appraisals (two of these are draft) for breast cancer treatments and we are not 
confident that this proposed weighting will improve access to breast cancer drugs. The ICERs for the previous seven negative NICE 
appraisals for breast cancer treatments have, with the exception of fulvestrant in 2011, all shown to be likely to exceed the 
proposed £50,000 per QALY threshold. 
 
ICER per QALY gained - NICE determinations of most likely cost-effectiveness. 
 
• trastuzumab emtansine (draft 2014): £185,600 per QALY gained 
• everolimus plus exemestane (2013): £68,000 per QALY gained  
• pertuzumab (draft decision in 2013, final decision delayed): manufacturer’s base-case ICER showed a 0% probability for 
pertuzumab plus trastuzumab and docetaxel to be considered cost effective at £30,000 per QALY gained.  
• lapatinib or trastuzumab in combination with an aromatase inhibitor (2012): lapatinib plus an aromatase inhibitor near to £74,000 
per QALY gained; trastuzumab plus an aromatase inhibitor at least £51,000 per QALY gained.  
• eribulin (2012): £68,600 per QALY gained  
• bevacizumab in combination with capecitabine (2012): higher than the ICER of £82,000 per QALY gained  
• bevacizumab in combination with a taxane (2011): between £110,000 and £259,000 per QALY gained and greater than £115,000 
per QALY (dependent on which taxane used)  
• fulvestrant (2011): £35,000 per QALY gained  
 
We understand that the NHS has finite resources and therefore there is a need for a rigorous analysis of both the clinical and cost-
effectiveness of new drugs. We also acknowledge that the drug manufacturers have a responsibility to price drugs fairly. However, 
as a patient organisation with contact with thousands of people affected by breast cancer through our services, we are very aware 
of the distress caused by drugs not being available on the NHS that patients believe would be clinically effective for them. 

Prostate Cancer UK Main = 
Question 3 
-- Other = 

No. 
 
We are concerned that introducing a maximum of £50,000 per QALY (i.e. a max weight of 2.5) will mean that some medicines 
approved previously by NICE would no longer be deemed cost-effective. 
 
Analysis of NICE decisions shows that cost per QALYs that exceed £50,000 has not previously stopped a positive recommendation, 
and indeed that NICE have rejected technologies that are below this amount per QALY (see graph below). It is of note that this 
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conflicts with NICE’s own reporting of the cost per QALYs calculated for historical appraisals.  
 
Figure 1: Impact of ICER ranking on recommendations - H. Dakin et al., The influence of cost-effectiveness and other factors on NICE 
decisions. Office of Health Economics, November 2013 
 

 
Patients Involved in 
NICE (PIN) 

Main = 
Question 3 
-- Other = 

No. 
 
To be clear, we understand the need to introduce a maximum weight of 2.5, as we believe in an evidence based medicine system 
that includes rationing to work. However as in the previous system NICE operated, the upper limit should be a guideline and flexible 
if there are sufficient exceptional circumstances or reasoning. We are concerned that introducing a maximum of £50,000 per QALY 
(ie a max weight of 2.5) will mean that some medicines approved previously by NICE would no longer be deemed cost-effective.  
 
Analysis of NICE decisions shows that cost per QALYs that exceed £50,000 has not previously stopped a positive recommendation, 
and indeed that NICE have rejected technologies that are below this amount per QALY (see graph below). It is of note that this 
conflicts with NICE’s own reporting of the cost per QALYs calculated for historical appraisals.  
 
Figure 1: Impact of ICER ranking on recommendations - H. Dakin et al., The influence of cost-effectiveness and other factors on NICE 
decisions. Office of Health Economics, November 2013 
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We are concerned that introducing this cap may create two very different streams of appraisal: one unable to recommend any 
medicines with a cost per QALY that exceeds £50,000 and Highly Specialised Technology (HST) Evaluations that have no formal 
upper limit on cost per QALY. Given the restrictive topic selection criteria of HST Evaluations and that it is only expected to appraise 
a maximum of three medicines a year, the majority of high cost stratified medicines and rare disease treatments are likely to fall 
through the gap between these two streams. This raises concerns about how patients will be able to access new treatments if they 
are one of a small patient population due to the rarity of their condition or the personalised nature of their medicine. If it is 
expected that NHS England will pick up the appraisal of these medicines, this should be formally acknowledged by NICE and it 
should be ensured that NHS England are involved in topic selection discussions, where the appraisal stream for each medicine is 
decided. 

CLL Support 
Association 

Main = 
Question 3 
-- Other = 

The maximum weight of 2.5 is considered reasonable provided due assessment is given to each on the modifiers. 

Cancer52 Main = 
Question 3 
-- Other = 

No. We believe that this suggestion is based on a default to selected NICE Appraisal Committees’ decisions made in the 
past using End of Life criteria. It is not grounded in empirical evidence nor is it a reflection of the priorities of society or 
patients. 
 
Analysis suggests that NICE Committees have accepted not only much higher cost per QALYs, but also rejected much 
lower cost per QALYs (as seen in figure 1 below). This illustrates the importance of not just the economics but other 
factors. We want to keep this flexibility, not arbitrarily constrain it. 
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H. Dakin et al., The influence of cost-effectiveness and other factors on NICE decisions. Office of Health 
Economics, November 2013 

Motor Neurone 
Disease Association 

Main = 
Question 3 
-- Other = 

No. This imposition of an absolute cap on value is too strict. As medicine develops over the coming years and decades, it will 
become stratified, as new treatments target specific disease subtypes (such as inherited forms of MND). This is likely to result in 
some new MND treatments being suitable for only a small sub-set of an already small patient population, and the cost of such a 
medicine is likely to be high. From the next PPRS onwards, the NHS and NICE will have to set a direction for making equitable 
decisions about how such high-cost medicines are made available: this could be through the regular approaches for branded 
medicines, or through highly specialised routes; whichever mechanism is used will likely require enhanced resources and enhanced 
infrastructure for decision-making. The implications of this shift for other care needs must also be understood: new life-prolonging 
treatments for diseases such as MND, which lack substantially effective therapies at present, will increase the numbers of people 
living with significant health problems and requiring care. Stratified medicines of this sort are only just starting to become available 
(none is yet available for MND), so there are a few years before this nettle must be grasped fully, but not many. Introducing an 
absolute cost-per-QALY cap into NICE’s decision-making, without allowing for any flexibility, would not be a sound step in this 
context. 

Myeloma UK Main = 
Question 3 
-- Other = 

Whilst we do think that in certain circumstances, where a treatment has robust evidence and minimal uncertainty, the QALY 
threshold can be increased to provide access to patients, we are uncertain about NICE formally setting out the QALY threshold in 
writing and we are generally against any major increases in the QALY.  
 
The Terms of Reference from NICE to the Department of Health state that the methods for value assessment of branded medicines 
should “Adopt the same benefit perspective for all technologies falling within the scope of VBP, and for displaced treatments”. 
Whilst NICE have derived systems to take into account the concepts of burden of illness and wider societal impact, it is not clear 
how NICE have taken into account the issue of displacement, if at all. 
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Through raising the QALY threshold to a potential level of £50,000 per QALY, it will have obvious issues with the resources that will 
be displaced in other parts of the health service. In the next stages of the consultation process, the absence of a consideration of 
displacement should be publically explained. 
 
One other issue that we feel needs to be taken better account of in the consultation document, is the fact the issue of uncertainty 
and pharmaceutical industry submissions (‘inputs’ into the NICE process) haven’t been taken into account. Whilst this is not 
explicitly part of the NICE consultation, it is an issue that is crucial to the improvement of NICE decision-making and better 
assessment of value. 
 
Whilst we agree that NICE should take account of burden of illness in their decision-making, we also need to account for the fact the 
high-cost per QALY is often accounted for through poor clinical trial design (using inappropriate comparators) and accompanied by 
prices that are set too high.  
 
NICE need to ensure that industry is continuing to improve their inputs into the system to ensure that treatments are able to get 
through the NICE process. Setting out a formal increase in the QALY threshold could led to unintended consequences and promote 
mediocrity from industry. 

The Haemophilia 
Society 

Main = 
Question 3 
-- Other = 

The 2.5 weighting is understandable due to previous consultation responses; however it is not appropriate to have a limit for those 
with rare lifelong conditions, as some rare diseases such as bleeding disorders will be above this figure and should be considered 
and reimbursed as appropriate. The weighting of 2.5 should not be an absolute maximum, as it will severely limit the potential for 
new and positive advances in drugs for rare conditions, so it is suggested this becomes a guide, where special consideration is taken 
for rare diseases that are weighted above this figure. 

Beating Bowel 
Cancer 

Main = 
Question 3 
-- Other = 

No. Given that absolute and proportional QALY shortfall do not always positively correlate, the statement that the maximum weight 
will only be available when all modifiers apply suggests an effective lowering of the maximum threshold available for treatments 
near the end of life.  
 
As set out in our comment on paragraph 38, we remain unpersuaded that – given the 2014 PPRS – there is a need for an absolute 
maximum weighting. 

Bowel Cancer UK Main = 
Question 3 
-- Other = 

No. Bowel Cancer UK is concerned that the proposed system will not improve the current process. By setting a maximum weighting, 
we do not believe that the new system will achieve greater flexibility in assessing new medicines and the value those medicines 
offer to patients. Instead, a maximum weighting risks building inflexibility into the assessment.  
 
The Cancer Drugs Fund has realised benefits in improving access to drugs for people affected by bowel cancer. However, the Cancer 
Drugs Fund is a temporary mechanism, and we again support the Cancer Campaigning Group’s concerns that these proposals will 
not amount to a system that operates so effectively as to remove the need for the Cancer Drugs Fund. 

Cystic Fibrosis Trust Main = No. The Trust cannot identify an evidence base to support this maximum.  
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Question 3 
-- Other = 

 
We understand the motivation to set an upper limit but must be persuaded that the limit is not arbitrary to be able to support such 
a measure. 
 
In the absence of such an evidence base or any indication of how the modifiers would be weighted, it is important that the appraisal 
committee has full discretion over its decisions. 

The MS Society Main = 
Question 3 
-- Other = 

Evidence suggests that on very rare occasions, NICE may approve medicines for use which have a higher cost than £50,000 per QALY 
[5]. We feel that the Appraisal Committees should be given the discretion to go above a maximum weight in certain circumstances, 
for example when a patient population has an exceptionally high level of unmet need.  
 
The maximum weight of 2.5 is being considered as this was the natural ceiling reached during assessments of end of life treatments. 
We do not feel that it is necessary to define a maximum weight in the proposals for value-based assessment. Instead, appropriate 
weighting should be discussed and defined in the scoping stage of each appraisal, with input from both patient groups and the 
Department of Health.  
 
[5] H. Dakin et al. The influence of cost-effectiveness and other factors on NICE decisions. Office of Health Economics. 2013. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
Question 3 
-- Other = 

We think that the formal weights attributed to the proposed new modifier(s) should be minimised, and discretion and NICE 
expertise in appraisal used to enhance QUALYS. A more realistic view of allocating, say 2.5 as a maximum is that a medicine’s QUALY 
value may be effectively downrated by 2.5 due to WSI or WSB 

Cancer 
Campaigning 
Group (CCG) 

Main = 
Question 3 
-- Other = 

No. The CCG has concerns that these new proposals may simply consolidate, rather than improve upon, the current processes for 
the assessment of medicines, which does not seem to encompass the relevant factors in assessing newer drugs, or those for the 
treatment of rarer cancers. 
 
By setting a maximum weighting, the new proposals add rigidity to a system which was intended to better recognise and more 
flexibly assess the value offered by a medicine. The impact of this could be a true step change, with medicines not being approved 
because of an arbitrary maximum threshold which does not allow for their additional benefit to be fully recognised. It may also 
reduce the ability of appraisal committees to be open to flexible and innovative patient access schemes which may be crucial to 
helping drugs with higher prices reach patients. 
 
While the Cancer Drugs Fund (CDF) has provided greater access to cancer drugs (with more than 44,000 people accessing drugs 
from the CDF to date) it should be remembered that this was intended to temporarily resolve this issue. The CCG is concerned that, 
in their current form, these proposals will not reform the system sufficiently to remove the need for the Fund. This is particularly 
worrying given that the future of the CDF post-2016 remains unclear. 
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As set out in our response to question 1, we are also concerned that having a maximum weight of 2.5 where all modifiers are 
applied could have unforeseen consequences for treatments currently approved using the end of life criteria. A treatment used at 
end of life may score highly on burden of illness but less highly on wider societal impact. 
 
This would mean that the threshold is effectively lowered for treatments at end of life, making the system less permissive for 
treatments at end of life compared to the existing NICE Technology Appraisal framework. This is a major concern among some 
members of the cancer community. 

Breakthrough 
Breast Cancer 

Main = 
Question 3 
-- Other = 

No. While we appreciate NICE’s need to operate within budget, there can be no argument that drugs, particularly those for cancer, 
are getting more and more expensive. A maximum weight of 2.5 allows NICE to approve drugs up to £50,000 per QALY. For cancer 
medicines, rightly or wrongly, this is simply not high enough. The last breast cancer drug we saw rejected by NICE was assessed at 
£185,000 per QALY. Any maximum ICER threshold that NICE sets will become out of date very quickly as prices for medicines are 
rising all the time - NICE cannot hope to keep up with these rising prices.  
 
However, NICE is responsible for ensuring that NHS funds are spent responsibly and paying full price for ever more expensive drugs 
does not represent a responsible use of NHS money. The only viable solution is to address the issue of price, but unfortunately these 
proposals for value based assessment completely fail to do this. 
 
Instead of a maximum weighting, we would suggest adding provisions to allow NICE committees more flexibility when assessing 
drugs and giving NICE the power to negotiate price with the pharmaceutical company concerned. For any system to work for 
patients while still encouraging innovation in the British pharmaceutical industry, we need a more flexible system that allows 
innovative pricing agreements. The current system, regardless of any maximum weighting to be set, will make little improvement to 
access to new and innovative medicines for cancer patients. 

The Patients 
Association 

Main = 
Question 3 
-- Other = 

This appears reasonable. 

British Society for 
Rheumatology 

Main = 
Question 3 
-- Other = 

The application of weightings for both new and existing modifiers to QALYS is key. A maximum weighting of 2.5 appears reasonable, 
based on existing practice within the Technology Appraisal Programme, although this weighting should be monitored in order to 
assess its ongoing impact. 

European 
Haemophilia 
Consortium 

Main = 
Question 3 
-- Other = 

Based on the end of life criteria, it is understandable where this figure has come from. However, there are some rare diseases that 
will be above this figure and that – upon discussion – should be reimbursed. For this reason it is our belief that the weighting of 2.5 
should be removed as a fixed, absolute maximum due to the significantly limiting factor for potential treatments for rare diseases. If 
it is not possible to remove the limit completely, we believe it should be clearly stated that it could be used as a “guide” rather than 
as a limit. 

Royal College of 
Physicians (RCP) 

Main = 
Question 3 

We welcome the proposal for there to be an explicit maximum weighting and hence an explicit maximum acceptable cost 
effectiveness ratio (cost per QALY gained). However, the only argument given in the consultation paper in favour of a weighting of 
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-- Other = 2.5 is that £50,000 per QALY gained is the highest cost-effectiveness ratio for any intervention which has in the past been approved 

by NICE. We do not think that this is an adequate basis for this decision.  
 
If these proposals are implemented then it would seem likely that most treatments/practices would face a cost per QALY threshold 
of greater than £20,000 per QALY gained, since one or more modifiers would apply. And in terms of drugs being appraised by the TA 
programme, according to the illustrative TA list, all have above average proportional and absolute shortfall. But one needs to 
consider whether this is affordable for the NHS. 
 
If NICE uses thresholds that are too high then by following NICE guidance the NHS will divert resources from activities that have a 
high health gain (per £ spent) to those with more marginal health gains (per £ spent) and the average health outcome will be 
reduced. The most thorough project to estimate the opportunity cost to the NHS suggests a threshold of £13,000 per QALY gained 
(http://www.york.ac.uk/che/research/teehta/thresholds/). This research required a number of assumptions and its validity has 
been questioned. But this fits the general picture of an NHS facing a £30bn deficit and there has been inadequate implementation of 
much of NICE’s guidance due to affordability. 
 
Therefore we worry that £50,000 per QALY gained is just not affordable. We would welcome a large increase in the budget of the 
NHS to make such interventions affordable, but in the absence of a substantial increase it would be better if NICE reduced its 
threshold. We would be happier with a maximum weight of 1.5 to be adopted, thus making firmer the currently informal and 
somewhat flexible upper limit of £30,000 per QALY gained. We do however note that even this constraint might not go far enough, 
since the lower threshold of £20,000 per QALY gained may be set too high. Furthermore the proposals in this consultation paper 
allow for the use of ‘positive’ weighting (above 1.0) for conditions where the burden of illness or wider societal impact may be 
greater than for the average displaced treatment, but not for the use of ‘negative’ weighting (below 1.0) for conditions where the 
burden of illness or wider societal impact are lower than for the average displaced treatment. This will lead to NICE approving more 
treatments than the NHS can afford making the NHS less efficient. 
 
We also note that public opinion, measured in the EEPRU research paper cited in the consultation document, expressed a weak 
preference for favouring those with a larger burden of illness but a strong preference for favouring those who would experience a 
large QALY gain. This would indicate that additional modifiers should have a low weighting compared to the base case results. 
 
‘Value based assessment (VBA)’ emerged from ‘value based pricing (VBP)’. One of the aims of VBP was to control drug prices yet, 
ironically, VBA as proposed in this document, could lead to higher drug prices as a raised maximum threshold of £50,000 per QALY 
gained will reduce the current incentive for manufacturers to reduce prices. 

Royal 
Pharmaceutical 
Society 

Main = 
Question 3 
-- Other = 

There is no evidence based reason why the weighting of 2.5 should be used.  
 
We would have concerns if a maximum weighting of 2.5 resulted in an increase in the number of medicines recommended by NICE 
at higher ICERs. This would have a significant impact on the NHS drugs budgets but with no commensurate evidence of additional 
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benefit to patient populations. 
 
It is difficult to assess what effect the maximum weight will have because there is insufficient detail in the consultation about how 
the weightings will be applied. 

Royal College of 
Paediatrics and 
Child Health 

Main = 
Question 3 
-- Other = 

Practically, it does, particularly when reviewing which interventions have actually be put into place. 

UK Faculty of Public 
Health 

Main = 
Question 3 
-- Other = 

If value based assessment does go ahead as outlined then setting a low maximum weight will tend to limit any unintended 
consequences that might occur owing to the lack of a reasonable evidence base and the documented uncertainties and 
complexities. 

The British In Vitro 
Diagnostics 
Association 

Main = 
Question 3 
-- Other = 

From the perspective of technology assessment for IVDs, uncertainty around ICER estimates are often the key problem for decision-
making. IVDs affect 70% of health care decisions. However, IVDs impact patients indirectly through the information they provide to 
guide treatment and management decisions. The QALYs gained by using a certain test will therefore depend on the treatment 
decision made, the implementation and efficacy of treatments. This makes it problematic to estimate QALYs gained or incremental 
cost-effectiveness (ICER) for IVDs and estimates generally come with greater uncertainty. Dealing with these uncertainties for 
decision-making and valuation is in our opinion a key problem for IVDs and the proposed ICER thresholds or weights (question 4) do 
not address this. 

Cancer Research 
UK 

Main = 
Question 3 
-- Other = 

See response to question 4. 

Department of 
Health 

Main = 
Question 3 
-- Other = 

Better access to effective medicines is a priority for the Government and, in the context of the agreement of the Pharmaceutical 
Price Regulation Scheme 2014 (PPRS), the Department has agreed that the baseline cost-effectiveness threshold will be kept at a 
level consistent with the current range (c.£20,000-£30,000 per QALY subject to the application, in individual cases, of a number of 
modifying factors) for the duration of the agreement. This is possible [largely] because of the financial protection offered by the 
limit in the growth in most NHS spending on branded medicines agreed as part of the scheme. Moreover, while it is generally 
accepted that society places greater value on treatments for the patients with the greatest need, and recognition of this view is 
reflected in the current threshold range, the Department is not aware of any basis in evidence for extending the range beyond the 
current limit – which could impose significantly greater costs on the rest of the NHS, particularly in the long term. We want to make 
sure we get the best possible results for all NHS patients with the resources we have — which means using taxpayers' money 
responsibly and getting good value for money. In keeping with this, the Department considers that, for the majority of appraisals, 
the maximum weight to guide the work of Appraisal Committees should remain, as now, no higher than around 1.5 times the lower 
boundary of the current cost-effectiveness threshold range.  
 
As noted above, the Terms of Reference set out that the current End of Life flexibilities should be retained within a wider framework 
of burden of illness weights, and the Department would support retaining a maximum weighting no higher than 2.5 times the lower 



Responses to TA Methods Addendum Public Consultation         107 of 318 

Name & Org Sections Comments 
boundary of the current cost-effectiveness threshold range only for technologies that meet the End of Life criteria, consistent with 
the current position.  
 
The Government is committed to supporting and promoting innovation for the benefit of patients and society, and it is an important 
part of NICE’s role to support the adoption of and appropriate reward for innovation that brings benefit to patients. As mentioned 
above, it has been agreed that the current cost-effectiveness threshold range will be kept for the duration of the 2014 PPRS, 
because of the protection offered by the limit in growth of spending on most medicines covered by the scheme. Independent 
research has been carried out on the value of treatments displaced in the NHS when investments are made in new technologies. 
This helps us to understand the opportunity costs, in terms of health benefits which are ‘traded off’, when funds are switched to a 
new treatment, and is reflected in NICE’s methods through the cost-effectiveness threshold. The best available evidence indicates 
that the current cost-effectiveness threshold range includes a substantial premium above the cost-effectiveness of alternative uses 
of NHS funds. In the context of the 2014 PPRS, the current threshold can be seen as a strong incentive for innovation. 

Public Health 
England 

Main = 
Question 3 
-- Other = 

If value based assessment does go ahead as outlined then setting a low maximum weight will tend to limit any unintended 
consequences that might occur owing to the lack of a reasonable evidence base and the documented uncertainties and 
complexities. 

Centre for Health 
Economics, 
University of York 

Main = 
Question 3 
-- Other = 

See response to question 6. 

London School of 
Economics and 
Political Science 

Main = 
Question 4 
-- Other = 

Additional modifiers. The different additional “modifiers” incorporated (in this case assuming it is only BoI and WSBs) should indeed 
be assigned to specific weights. Their actual weights and whether they should add up to 2.5 or not cannot accurately be decided 
retrospectively in such a casual manner. Instead, the weights assigned should be derived by the respective performance of the 
alternative technologies under investigation across the criteria of interest and thus should be disease and/or product specific. 
Consider the hypothetical example where the evaluation of two technologies, A and B is conducted. In the first scenario, Technology 
A and Technology B are both designed to treat diseases with similar BoI, but Technology A is associated with a much higher level of 
WSB (or positive WSI). It would be expected that the relative importance of WSB in this example would be greater than the 
importance of BoI, as the latter one would be more or less equal between the two Technologies and thus their weights should also 
differ. In the second scenario, Technology A is indicated for a disease with a much higher BoI than the one for Technology B, but 
both technologies have similar WSBs. It would be expected that the relative importance of the criteria would now be opposite. 
Hence it would not be rational to assign explicit criteria weights before considering the specific decision context. 

University of Leeds Main = 
Question 4 
-- Other = 

The 2.5 multiplier and individual weights (if they are used) should be derived using preference surveys with the general population 
who could be asked about their preferences for the criteria under consideration. This would provide weights reflecting the relative 
importance of the factors. Unless the weights are backed up by research the process is undermined. 

The Institute of 
Cancer Research, 
London 

Main = 
Question 4 
-- Other = 

The ICR believes very strongly that adding together modifiers in this way could have unintended consequences and could seriously 
disadvantage cancer patients, particularly if the maximum weighting remained 2.5. 
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Currently a weighting of 2.5 is applied for the end of life criteria, bringing the suggested limit for incremental cost-effectiveness to 
£50,000. We believe there should not be any decrease in the cost-effectiveness threshold for the types of drugs currently approved 
through this mechanism. If the weights of all of the modifiers added up a maximum of 2.5, then the weighting given to the end of 
life (or burden of illness) modifier would presumably be significantly lower than 2.5, which could result in fewer drugs being 
approved for use at the end of life. 
 
We also strongly believe that NICE assessments should continue to give weight to the degree of innovation of a treatment – such as 
where a drug has a new mechanism of action. If modifiers have to be added together in the proposed way, it is hard to see how 
innovation could be properly recognised without the weighting for end of life being inappropriately reduced. We also believe 
strongly that innovation should receive its own separate weighting, and that innovation is not captured in any of the other criteria 
proposed for assessments. 
 
We would recommend a system where each of the modifiers can be applied independently. A maximum cumulative weighting of 
2.5 could still be applied, but there should be flexibility in how this maximum may be reached, without limiting the effect of each 
individual modifier. If modifiers are to be added together, the maximum weighting should be higher than 2.5, as outlined in the 
response above. 

Southampton 
Health 
Technologies 
Assessments 
Centre (SHTAC) 

Main = 
Question 4 
-- Other = 

Developing specific weights to be applied by all committees may offer benefits in terms of consistency and transparency, but 
(ignoring the enormous practical difficulty that would be expected in deriving a single set of weights agreed by all parties) this may 
also have the perverse effect of providing sponsors too clear a set of criteria for targeting submissions for costly and relatively 
ineffective interventions. 

Applied 
Quantitative 
Methods Network, 
University of 
Glasgow 

Main = 
Question 4 
-- Other = 

This sounds like it could lead to the development of a meta-QALY measure that includes the QALY as a component. This could be 
very complex and difficult to implement appropriately and consistently.  
One approach to consider would be to use a multi-criteria decision analysis (MCDA) approach in appraisals when determining the 
weights. The disease-specific weights adopted for a condition would have to be clearly justified in committee reports, and then 
would form reference weights when a treatment for that condition is next evaluated. This may be a more integrated and 
inexpensive way of producing weights than commissioning additional research. 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
Question 4 
-- Other = 

No. The answer to point 3 (above) should also be noted. Most importantly, we do not believe that these weights should or can be 
estimated. They should not be estimated as there is no empirical basis or true precedent for extending the 2.5 modifier, introduced 
by enforcing the end-of-life’ criteria, to other non-cancer conditions. They cannot be estimated, in the context of a deliberative 
decision-making committee, who also have to consider a myriad of other criteria in their decision-making. Each individual 
committee member will have to form their own view of the weight and then reach a general consensus reached on the final value. 
These weights have to be agreed alongside members already having read and appraised ~200 pages summarising clinical and 
economic evidence. We would argue this is an impossible task. 

University of Main = This would likely be highly contentious and some do no lend themselves to pigeon holing, such as the certainty of the ICER. It could 
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Sheffield Question 4 

-- Other = 
be argued that the bottom three objectives of the new approach diagram are currently deliberated on in committee and are 
reasons to allow a threshold above £20,000, and that uncertainty of the ICER on the list would be a reason to not allow higher ICERs. 
Trying to force the committees to use these as part of an algorithm is unlikely to be practical and I have heard few calls for this to 
happen. The top two ‘Burden of illness’ and ‘Wider societal impact’ could both have to be met in order to have the increased 
threshold and this would result in a situation similar to the current End of Life criteria. The difference would be t he scope for a 
wider range of disease conditions to be considered deserving of a higher threshold. 

Universities of 
York, Alberta, 
Leeds and Trinity 
College Dublin 

Main = 
Question 4 
-- Other = 

An overarching concern with the proposed weighting system is that NICE is formalizing a system of weighting benefits outside 
standard HrQoL framework without explicitly stated, consensus based weights for attributes including certainty of evidence, disease 
severity, innovation and social benefits. While NICE may have applied implicit weights to these attributes in the past this does not 
provide a sound rationale for applying such weights in the future. It is also important to appreciate that the proposed weighting 
system provides very large additional weighting for QALYs in some cases. The quantitative basis for these additional weights has not 
been provided or justified. Consequently, while the new proposed system of weights ostensibly offers a formalization of decision 
criteria, it actually remains in large part arbitrary and opaque. Indeed, in essence the proposals expand the threshold range from 
£20,000 to £30,000 per QALY to £20,000 to £50,000 per QALY, thereby increasing the scope for unaccountable discretion and both 
inefficient and inequitable allocations. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 
Question 4 
-- Other = 

While allocating weights would certainly improve the consistency of the decision process, without sufficient evidence on reasoning 
for the maximum weight of 2.5 it seems inappropriate to then allocate weights adding up to this arbitrary 2.5. 

NCC-WCH Main = 
Question 4 
-- Other = 

A weighting system should be applied explicitly a priori and not subject to change arbitrarily. A weighting system should be based on 
societal values on the relative importance of health maximisation, burden of illness and wider societal impact if these are the three 
modifiers that are finally used. 

King’s College 
London and 
University College 
London 

Main = 
Question 4 
-- Other = 

The principal challenge in using proportional QALY shortfall as a measure of burden of disease is how to define consistent relative 
weightings across the whole set of potential patients.  
 
Comparisons between pairs of patient groups are relatively straightforward and can be undertaken in various ways. Towse and 
Barnsley (2013) show how this can be done hypothetically, and Bazier el al. (2013) show how equivalent weights can be derived 
from discrete choice experiments. Shah (2009) surveys other studies. However, it is one thing to derive relative pair-wise weights 
between two arbitrarily selected groups of beneficiaries. It is another matter to derive a consistent set of weights across all 
potential beneficiaries. In theory, it is be possible to derive a consistent set of weights through multiple pair-wise comparisons, 
provided those pair-wise comparisons satisfied certain logical constraints, but in practice this would be very demanding. More 
importantly, it would not necessarily satisfy the requirements of justification and accountability.  
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An alternative approach is to think of burden of illness as a shortfall from a completely healthy life, say 80 years at full quality. At 
present the threshold of acceptability for an intervention is £20,000 per QALY. This implies that for someone who has reached 79 so 
far in full health, an intervention would be funded to secure the last year of life at full quality. A person reaching the last year of life, 
having experienced full quality of life to that point, can be regarded as falling in the ‘most fortunate’ category of beneficiaries who 
still require an intervention. Consistent weights for all other groups can be defined by comparing each possible group to this ‘most 
fortunate’ group. 
 
The approach can be illustrated in the following example. Imagine that maximum life-expectancy is 80, and that the most fortunate 
individuals, who still nonetheless need treatment, have a condition that enables them to live a full quality of life to 79 (on whatever 
current treatments there are) and to 80 without the condition. So, at age 78 the members of this have a condition that means they 
will die at 79, but they would live to 80 without the condition. Call this group Group A, and compare them, in the example given 
below, with two other hypothetical groups, Group B and Group C. 
 
Table 1: Three Hypothetical Groups, A, B and C 
 
 

Group Age 
Now 

With 
current 
treatment 
QoL 

With 
current 
treatment 
LoL 

With 
current 
treatment 
Total 
QALYs 

LoL 
without 
the 
condition 

QoL 
without 
the 
condition 

Potential 
QALYs in 
absence 
of the 
disease 

Absolute 
QALY 
shortfall 

A 78 1 1 1 80 1  2  1 
B 18 1 1 1 80 1 62 61 
c  1 1 1 1 80 1 79 78 

 
Group A is the most fortunate group, suffering a proportional shortfall of 50% (1/2). B and C suffer a proportional shortfall of 98% 
and 99% respectively. These shortfalls imply a ratio of 1.96 (98/50) and 1.98 (99/50) compared to A. In indexing both B and C to A, 
we have also defined relative weightings for B and C compared to one another. Such a procedure could be followed for all other 
categories of patients with a potential shortfall. 
 
The willingness to pay for the most fortunate group is the standard rate, at present £20,000 per year per QALY. Groups B and C 
would be weighted more heavily, in accordance with their relative burden of illness, and they would receive a weighting of 
approximately 2:1, implying a willingness to pay of £40,000 per QALY. Since proportional loss can never exceed 100%, the weight 
relative to the most fortunate group can never be greater than 2:1. Even for those suffering the greatest burden of illness, the 
collective willingness to pay for treatments would never be greater than twice the standard QALY rate, or £40,000. 
 
References 
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ScHARR Main = 
Question 4 
-- Other = 

To make the process consistent, predictable and transparent, weights based on public preferences are required for equity criteria 
used in the decision-making process. These should be based on the best available evidence and updated as required. However, 
weights generated using general population preferences for both absolute and proportional shortfall are only appropriate if these 
are being used as equity characteristics. If absolute shortfall is being used as a measure of wider societal impact, this is an efficiency 
concern (i.e. it relates to the measurement of benefits, not fairness) meaning that a different process is required to determine the 
wider societal impact value relative to other interventions that captures descriptive facts, not social value judgements. 

PharmaPrice 
International Ltd 

Main = 
Question 4 
-- Other = 

As already described, I think the overall approach is flawed and so responding to this question seems somewhat irrelevant from my 
own perspective, however I have an important point to make here. NICE, based on the guidance it has received from certain 
academic institutions with a clear vested interest, has seemingly chosen to consider just one particular fundamental form of 
approach for VBA.  
 
I would sincerely ask the question to NICE (and more broadly the DH), about the objectivity of the guidance it is receiving regarding 
VBA, what steps it has taken to ensure that it is not simply providing a form of appraisal system which its own independent (i.e. not 
part of the DoH or NICE) reviewing bodies will gain a significant amount of business from downstream by being both the scheme 
proponents, and then latterly, working with NICE as beneficiaries of subsequent value analysis using the criteria it recommended 
should be used! The whole aspect of this review process, as with VBP before, appears as a closed-shop, with very little opportunity 
for public scrutiny or transparency in the selection of those working on the alternative new methodologies and ensuring that these 
same parties have no vested interest in the new processes that are to eventually be ratified. The potential conflicts of interest seem 
very obvious to even a casual observer. 

Shire 
Pharmaceuticals 
Ltd 

Main = 
Question 4 
-- Other = 

No. 
 
We recognise and welcome the expansion of criteria indicated in 6.3.3 of the proposed text (including innovative nature of the 
technology, aspects that relate to non-health objectives of the NHS), we would like to see greater clarity in the way these modifiers 
are treated. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
Question 4 
-- Other = 

No. It is important that there is flexibility around modifiers and their weighting to reflect the specific impact of individual diseases. 
To this end we recommend that each modifier is considered individually and the maximum weight should be achievable by any of 
the modifiers. 
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Lundbeck Main = 

Question 4 
-- Other = 

Lundbeck supports the response made by the ABPI. 

True Research 
Limited (healthcare 
financial 
consultants) 

Main = 
Question 4 
-- Other = 

NO 
 
Any weights would be largely arbitrary. 

Sanofi UK Main = 
Question 4 
-- Other = 

As highlighted in our response to question 3, we do not believe that a maximum weighting which cannot be exceeded is 
appropriate. We also consider that each modifier or value element should be considered in its own right. We discuss further in our 
response to question 5 potential approaches to incorporate all elements of value within decision-making. 
 
We comment further below on two of the qualitative “modifiers” outlined within the consultation document.  
Certainty of the ICER  
The wording around uncertainty in the updated Methods Guide suggests a more permissive attitude towards uncertainty 
(“Committees will be more cautious about recommending a technology for routine use when they are very uncertain [changed from 
“less certain”] about the ICERs presented”).  
Sanofi welcomes this change and believes that there is an important opportunity for NICE to improve its approach to become less 
“uncertainty-averse” in decision-making, allowing more NHS patients to benefit from innovative new medicines at launch. At 
launch, the evidence base for a medicine will not be fully mature. This is particularly likely to be the case for products that receive 
regulatory approval through adaptive licensing agreements or as a conditional approval. Applying the same expectations on levels of 
certainty runs counter to the intent of these approvals, which is to give patients with high unmet need early access to promising 
treatments with limited data.  
 
If a less cautious approach is taken to uncertainty at launch, it would be reasonable for NICE to expect further development of 
evidence, which could be considered when guidance is re-reviewed. This would align well with government priorities and the 
growing strength of the UK in big data and real-world evidence (for example the SACT database, National Cancer Registry, CPRD). A 
less cautious approach to uncertainty at launch with the expectation of further evidence at re-review would facilitate both timely 
patient access to new medicines, and the further development of evidence to assess the value of these medicines in clinical 
practice.  
 
HRQoL Inadequately Captured 
Sanofi recognises the needs of NICE Committees to rigorously evaluate the impact of new technologies on HRQoL. However, while 
Committees have always considered whether there is adequate data depicting the impact of a product on HRQoL and utility (the 
Methods guide refers to “where there are strong reasons to indicate that the assessment of the change in health-related quality of 
life has been inadequately captured, and may therefore misrepresent the health utility to be gained”), this is usually taken into 
account in considerations of uncertainty in cost-effectiveness. We are concerned that drawing this out as a specific modifier risks 
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“double-counting” concerns around the inadequate or immature nature of data on quality of life.  
 
Sanofi considers that if the “adequate capture of HRQoL” is to be considered as a separate value element or modifier, it would be 
more appropriate to broaden this to explicitly take account of HRQoL elements that may not be adequately captured through the 
EQ-5D (for example fatigue), and, in addition, to capture non-health related aspects of quality of life such as convenience, 
independence and dignity. This element could also take account of the impact of treatments on carer quality of life, where these are 
considered to be substantial and relevant.  
 
Innovative Nature of Technology  
It is important that pharmaceutical innovation is appropriately rewarded within the new value-based assessment system. While 
innovation has previously been considered within NICE appraisals, we do not consider that the approach taken has been sufficiently 
broad. The few questions included in the submission template that are meant to address innovation are in fact not sufficiently 
oriented towards innovation, and it is often unclear how Committees have approached the question of innovation. NICE’s approach 
to innovation needs to be more explicit and transparent, and to take into account the changing nature of the innovative medicines 
pipeline. 
 
Non-Health Objectives of the NHS  
NHS strategic priorities and spending decisions are rarely based on health gain maximisation alone, but take into account a number 
of other factors. When medicines contribute significantly to furthering particular NHS policies and strategies this should be taken 
into account.  
 
Sanofi recommends that Committees be provided with an indicative (rather than exhaustive) list of non-health factors that could be 
taken into account in the decision making framework, to ensure that these are more appropriately considered in Committee 
decision making. The NHS Outcomes Framework provides a good starting point for this exercise, particularly measures focussed 
around patient preferences and experience. 

Ethical Medicines 
Industry Group 

Main = 
Question 4 
-- Other = 

No. 
EMIG believes the weights should be flexible to allow for situations whereby a technology may score very highly on some, but not 
necessarily at all for other modifiers. This would allow a medicine to be rewarded for extremes in some modifiers, whereas a 
specific weighting may remove this possibility and cap the extent to which extremes may be valued.  
 
For example, under the current methodology, medicines that extend life or improve QoL at the end of life, so called ‘end of life’ 
medicines, could be expected to reach £50k on that one element alone. This facility to allow a much higher ICER should be retained 
where one or more modifiers are impacted more than others. 
 
A further rationale to support the need for flexibility in this element of value-based assessment is to support situations where there 
is a limited evidence base, such as in rare conditions. Such a scenario would inherently include a higher level of uncertainty in the 
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ICER and should not be penalised due to factors that are not possible to control. 
 
Put simply, if the QALY shortfall is twice as high in condition A than in condition B, will QALYs gained in condition A be treated as 
twice as valuable as condition B QALYs based on a weighting? This type of simplicity and clarity of approach should be at least partly 
apparent in examples provided in the final methods guide. 

Biogen Idec Main = 
Question 4 
-- Other = 

Biogen Idec does not agree that specific ‘weights’ should be allocated to each of the ‘modifiers’ so that they add up to a maximum 
of 2.5. Use of multi-criteria decision analyses should be explored to better determine the weighting. 

European 
Medicines Group 
(EMG) 

Main = 
Question 4 
-- Other = 

No. While the extension of the criteria indicated in 6.3.3 of the proposed text is welcome, far greater clarity is required as to the 
way Appraisal Committees will balance the relative value of each. This is a critical issue requiring further consideration and 
consultation.  
 
VBA requires an explicit decision making framework, which should be reflected in clear guidance to Committees and subjected to 
public scrutiny. EMG believes a multi-criteria decision analysis (MCDA) approach should be explored to define the relevant factors to 
be used in decision making and establish the most appropriate way to apply and balance weightings. 

GlaxoSmithKline Main = 
Question 4 
-- Other = 

While it is appropriate to include these ‘modifiers’, we are concerned about potential variations in how they may be applied in the 
proposed range £20-50,000 per QALY.  
 
An alternate suggestion would be to retain the existing wording around current factors that are used to justify ICERs above £20,000 
per QALY and then apply burden of illness and wider societal impact for those ICERs above £30,000 per QALY. This will help with 
predictability, transparency and consistency, while ensuring NICE adhere to the terms of reference.  
 
We are supportive of the ABPI proposal that when the BOI and WSI weights are applied that either may allow the Appraisal 
Committee to consider thresholds of up to £50K/QALY (or potentially higher thresholds, as mentioned previously). 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
Question 4 
-- Other = 

• No. 
 
• We are not aware of any evidence that would inform how the weights of the modifiers should be assigned or what aggregation 
method should be used if they were to be combined.  
 
• However, for the reasons highlighted in our response to question no. 2, Novartis agrees with the ABPI proposal that either BoI or 
WSI alone should allow the maximum weighting to be applied and that modifiers should not all be considered cumulatively.  
 
• With respect to BoI and WSI, we note that additional weight will only be available when shortfall values exceed those of the 
displaced treatments in the NHS. The list of illustrative shortfalls provided with the consultation include values of 9% and 2.7 QALYs 
for proportional and absolute shortfall respectively but we note that the footnote to this table states “for illustrative purposes only”. 
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Clarity is required on the values that are being proposed as these will set the anchor points on which weightings are based.  
 
• The remaining four modifiers should also each individually be capable of achieving a significant weighting. Our views on the other 
modifiers are as follows:- 
 
o Innovation: we agree with the ABPI position that a specific weighting should be given to innovation and that ABPI and NICE should 
work together to further develop this modifier before the VBA proposals are finalised. It is important that any assessment of 
innovation accounts for non-health-related quality of life benefits to patients, carers and the NHS that are not captured by other 
modifiers. Furthermore, any innovation weighting should adequately reward first in-class interventions that offer a step-change in 
effectiveness versus generic comparators but where generic pricing makes it challenging to demonstrate cost-effectiveness.  
 
O Certainty: we agree with ABPI that NICE should take steps to ensure decision making in the face of uncertainty becomes less 
conservative and risk averse to minimise reducing the adoption of innovative therapies in the NHS.  
 
O HRQoL inadequately captured: we agree that it remains important to consider aspects of HRQoL for patients and carers that 
cannot be adequately captured in terms of QALYs. Novartis agrees with the ABPI proposal that this modifier (or the innovation 
modifier) should include non-health-related aspects of quality of life.  
 
O Non-health objectives of the NHS: we agree with the ABPI position that greater clarity is required on what specific aspects of non-
health objectives are of relevance so that Appraisal Committees are clear on what elements are in scope.  
 
• Finally, Novartis agrees with the ABPI position that a rarity modifier should be considered in the NICE technology appraisals  
programme given that, for very rare conditions reviewed in the Highly Specialised Technologies (HST) process, it was not considered 
appropriate to base decisions on cost-utility analysis. This will be important to account for rare conditions and small sub-populations 
that fall within the technology appraisals programme but where the same issues relevant to HST can still apply to a lesser extent. 

Novo Nordisk Ltd. Main = 
Question 4 
-- Other = 

No. 
 
For some drugs/technologies in some diseases it seems logical that the full weighting can be obtained from BoI, and others the full 
weighting could be obtained from WSI. Although reasonable to assume that the two are in some way correlated, it does not seem 
reasonable – if there is to be a fixed ‘Maximum’ threshold - that this is only achievable for areas where there is the greatest burden 
of disease AND the greatest impact on society. 
 
Furthermore, any attempt to allocate weights, and the appropriate method of aggregation of weights would have to be based on 
empirical evidence, which at present does not exist. 

Merck Serono Main = 
Question 4 

No. We understand the inclusion of these criteria, to aid consistence in decision process. However, as discussed above we believe 
some of these ‘modifiers’ to be flawed and without further details it would be inappropriate to speculate on their weight of impact. 
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-- Other = 

UCB Pharma Ltd Main = 
Question 4 
-- Other = 

No, UCB believes that the Appraisal Committee should retain the flexibility to vary the weights of the modifiers in a deliberative 
process so that, in principle, a single modifier can make a substantial impact on the weighting. The weights should depend upon the 
characteristics of the condition and technology being appraised. 
 
Furthermore the review into the societal preferences that was developed as part of VBP did not show a consistent preference for 
application specific modifiers. 
 
We believe that the weights used and a justification should be specifically referred to in the technology appraisal guidance to 
improve transparency but should not drive a maximum weighting of 2.5 . 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
Question 4 
-- Other = 

No, each factor should be considered individually in turn rather than cumulatively. Maximum weighting should be achievable for 
burden of illness and/ or wider societal impact. 

Roche Products 
Limited UK 

Main = 
Question 4 
-- Other = 

No. 
 
As per our response to question 3, Roche believe that a maximum weight of 2.5 is not appropriate. Roche further believe that 
allocating specific weights for each of the ‘modifiers’ would be inappropriate. 
Roche is of the strong position that Appraisal Committees should have sufficient flexibility to consider all the relevant evidence 
regarding the value of new technologies. With regard to burden of illness and wider societal impact, Roche believe it should be left 
to manufacturers to demonstrate these aspects of value, and for Appraisal Committees to determine whether, on balance, the use 
of a technology can be considered cost effective. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
Question 4 
-- Other = 

Janssen understands the desire for transparency in the NICE decision-making process. The need for transparency, however, should 
also be balanced against the risk of becoming too formulaic. Janssen supports the need for transparency in the process but firmly 
believes that specific weights should not be allocated, as the Committee should not be expected to quantify every estimate. Instead, 
the cumulative modifier weightings should remain flexible to ensure the judgement of the committee is still the overarching driver 
of the decision. Regardless of the approach finally taken, the appropriateness of the approach should be tested in a pilot and 
revisited at pre-specified intervals to ensure it is fit for purpose. Finally, Janssen strong disagrees with a maximum upper threshold 
of £50k per QALY for the reasons outlined above. 

Association of 
British Healthcare 
Industries 

Main = 
Question 4 
-- Other = 

Ideally it would be useful to weight the modifiers but this would be very difficult and require spread sheets and analysis for 
interpretation. Factors such as age, illness, the effectiveness of the technology/innovation should be the overriding consideration. 
Care should also be taken to ensure it is not subjective and can be easily transferred across committees. 

Bayer Main = 
Question 4 
-- Other = 

We do not believe that a simple list of specific weights to apply to each of the modifiers will be suitable in practice. However, we do 
believe that a more specific briefing document should be made available to the Appraisal Committee, the Evidence Review Groups 
(ERGs), and to manufacturers on how each of the modifiers will be considered to ensure that decision making is transparent, 
consistent and methodical. 
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Pfizer Main = 

Question 4 
-- Other = 

Pfizer disagrees with the allocation of specific ‘weights’ to each of the ‘modifiers’ and the implementation of a maximum QALY 
weight of 2.5. 
 
All six modifiers including the new BoI and WSI are different and important value concepts and should be considered individually 
rather cumulatively and therefore they should not ‘compete’ for the same maximum weighting.  
 
Pfizer believes that Appraisal Committees should adopt a flexible and pragmatic approach and any maximum weighting should be 
achievable for any modifier. In addition, when calculating the overall threshold uplift, no upper limit should be applied in such a way 
that it cannot be exceeded at the discretion of Appraisal Committees where appropriate.  
 
Furthermore, NICE are proposing to replace the current EoL modifier with BoI. Given that previously EoL alone was sufficient to 
justify a £50K per QALY threshold, it is inappropriate to require BoI in combination with other modifiers to add up to £50k. 
Furthermore, until it can be shown that BoI is an appropriate ‘replacement’ for EoL, Pfizer requests that the EoL modifier is retained 
in addition to new BoI modifier to ensure that the new process does not disadvantage EoL treatments compared to previously. This 
would also ensure a visible contrast to previous decisions and a historical context for future decisions. 

Boehringer 
Ingelheim 

Main = 
Question 4 
-- Other = 

Boehringer Ingelheim does not support the allocation of specific weights to each of the modifiers so that they add up to a maximum 
for 2.5 as there is insufficient justification around derivation of this value or how individual modifiers will interact. 

Bristol-Myers 
Squibb 
Pharmaceuticals 
Limited 

Main = 
Question 4 
-- Other = 

No.  
BMS supports the response provided by the ABPI on this question. In addition, please refer to our comments under number 3 
(above). 

Baxter Healthcare 
Ltd. 

Main = 
Question 4 
-- Other = 

4- A 2.5 weighting/uplift should be applicable for individual factors such as BoI to replicate the effects of existing EOL criteria.<---- AS 
PER ABPI 

Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
Question 4 
-- Other = 

No. 
Although ABPI welcomes the expansion of criteria indicated in 6.3.3 of the proposed text, greater clarity is required in the way these 
modifiers are treated. Given the limited level of details provided in the current proposal we can only emphasise: 
 
• ABPI does not support the use of a fixed maximum weight of 2.5 which cannot be exceeded in appropriate circumstances at the 
discretion of Appraisal Committees 
• At least a 2.5 weighting/uplift should be applicable for individual factors such as BoI to replicate the effect of existing EoL criteria 
• A form of MCDA could be introduced as a way to aggregate different factors, measured by the QALY and by other metrics (more 
details on this approach are provided in the response to the next question). 

Ferring Main = As above, Ferring does not agree that a fixed maximum weight of 2.5 is appropriate. 
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Pharmaceuticals 
Ltd. 

Question 4 
-- Other = 

American 
Pharmaceutical 
Group (APG) 

Main = 
Question 4 
-- Other = 

No. The APG is concerned that the value of end of life (EoL) medicines will decrease under this new methodology. For example, if 
the QALY value of 2.5 is split across BoI and WSI then it will be more difficult for an EoL medicine to reach the maximum QALY value 
and therefore patients. 
 
We would recommend that weights are flexible to allow for situations whereby a technology may score very high on some but not 
all modifiers so that it can still achieve a high QALY. 
 
As proposed by the ABPI we would support the call to retain the EoL modifier until we can ensure that BoI is a fair replacement for 
this set of patients. 

Takeda UK Ltd Main = 
Question 4 
-- Other = 

No. 
 
Takeda UK welcomes the expansion of criteria indicated in 6.3.3 of the proposed text; it requires greater clarity in the way these 
modifiers are treated. Given the limited level of details provided in the current proposal we can only emphasise: 
 
• Takeda UK does not support the use of a fixed maximum weight of 2.5 which cannot be exceeded in appropriate circumstances at 
the discretion of Appraisal Committees 
• At least a 2.5 weighting/uplift should be applicable for individual factors such as BoI to replicate the effect of existing EoL criteria 
• A form of MCDA could be introduced as a way to aggregate different factors, measured by the QALY and by other metrics (more 
details on this approach are provided in the response to the next question). 

Office of Health 
Economics 

Main = 
Question 4 
-- Other = 

In our response to Question 3, we argue that 2.5 is an arbitrary maximum multiplier. Nevertheless, assuming that an appropriate 
maximum multiplier can be determined, allocating specific weights to each of the modifiers to sum to this maximum, whatever its 
value, would be likely to improve consistency, accountability and predictability in the HTA process. Further research is required in 
order to determine the appropriate value of the maximum multiplier, as well as how it should be divided between modifiers. 
 
However, there are a number of issues with the proposed approach. Of the six QALY modifiers named in the consultation document, 
only BoI and WSI (as proposed in the consultation document, but see our answer to Question 2), can be measured using QALYs. 
Without information on units of measurement for the other factors and how the weights are intended to be combined, it is not 
possible to determine the appropriate values of those weights. Furthermore, even if we begin with the assumption that only the 
weights for BoI and WSI will be aggregated quantitatively, they are expressed using different scales: proportional shortfall is 
expressed as a percentage whereas absolute shortfall is expressed as a numeric value (number of QALYs). In order to improve the 
clarity of the proposed approach, it is important that both measures are expressed using the same scale, e.g. from zero to 100, and 
that it is made clear how it is calculated. 
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Pragmatically, we are aware that NICE must make a decision on the appropriate weights but we recommend that further research is 
performed to define them, and then to weight them. We propose that NICE pilots a multiple-criteria decision analysis (MCDA) 
approach in a number of appraisals. This would entail the following steps: 
 
• Defining clearly the relevant factors to be used for decision making  
• Generating weights that could be reviewed by the Appraisal Committees 
• Obtaining scores relative to the product in question based on the evidence presented 
• Sensitivity analyses to help to explore the effects on the overall results of differences in the scores and weights 
• Using this structured analysis to inform Committee deliberations and then report the most important factors determining the 
recommendation(s) in the Technology Appraisal (TA) guidance. 
A move towards an MCDA approach is attractive as it would lead to processes becoming more transparent and systematic. It would 
capture many of the benefits of directly incorporating additional factors into decision-making whilst avoiding the complexity 
problems associated with distorting cost-utility calculations. 

ThromboGenics 
N.V. 

Main = 
Question 4 
-- Other = 

• No, specific weightings should not be applied. It is difficult to see how this would be evidence-based, given that the modelling to 
determine specific BOI weightings is still at an early stage 
 
• No, implicitly involves making a judgment call on whether BOI is “more important” than WSI, or vice versa. That may differ from 
disease to disease, and from technology appraisal to technology appraisal. 
 
• Difficult to apply a fixed weighting across disease areas. Not only might the weighting that differ from one disease to another, it is 
also likely to generate differences of opinion between stakeholder groups. 

Napp 
Pharmaceuticals 
Limited 

Main = 
Question 4 
-- Other = 

No 
Napp agrees with the comments submitted by the ABPI in relation to this question. The benefits of the current system of using EoL 
criteria should not be lost in this shift to BoI. 

Sanofi Pasteur MSD Main = 
Question 4 
-- Other = 

In the interests of transparency and consistency, we believe that it would be important to allocate weights to each of the modifiers. 
For the same reasons, it is important that each modifier is more fully defined. The relative weights for the modifiers should be 
aligned with the priorities of NICE and the Health Technology Appraisal Committee. Additionally, further explanation is required 
regarding whether fulfilling the criteria for each modifier would be binary or whether a graded approach would be taken, where an 
intervention could, for example, be awarded 40% of the maximum weight for "innovative nature of the technology". 

Lilly UK Main = 
Question 4 
-- Other = 

No. The need for committees to have the flexibility to approve new, innovative medicines and the PPRS agreement offer compelling 
reasons for the removal of a fixed upper threshold limit. Similarly, the proposed limit will disadvantage EoL treatments and does not 
translate to a greater consideration of WSI in the technology appraisal process.  
 
Lilly believes there should be no pre-specified fixed upper threshold limit, as the PPRS removes the financial burden of increased 
medicines expenditure away from the government and onto the pharmaceutical industry.  
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Whilst committees should be given guidance on how to apply the proposed modifiers to the cost-effectiveness threshold there 
remains a need for committees to be allowed discretion to go beyond this limit where they consider it appropriate. Committees 
should at least have the ability to apply the modifier of 2.5 to the current threshold range of £20,000-30,000 which would allow 
them to have more flexibility and pragmatism in their decision making. This is consistent with the concept of deliberative decision 
making. 
Notably, the current upper threshold relates specifically to the weight for EoL treatments, and NICE is proposing that this is being 
replaced by a weight for BoI. As well as needing to ensure that EoL treatments are not disadvantaged by the proposed new system 
(see question 1 for discussion of the need to retain the EoL criteria alongside the BoI modifier), NICE must increase the maximum 
threshold above this previous upper limit if it is truly going to incorporate BoI and WSI into the HTA process. 
If NICE is going to provide increased flexibility for the approval of medicines which have a wider societal impact, it is not reasonable 
to use the same upper threshold as previously existing, whilst claiming to incorporate WSI in the decision making process. The 
removal of such a fixed upper threshold will lead to a more robust system reflective of society’s preferences. 
Additionally, the current system does not have any mechanism to allow for the proper consideration of drugs which affect only a 
small proportion of patients (i.e. for orphan conditions), which is a significant shortcoming of the existing and proposed system. 
Other health technology assessment bodies, such as the SMC, have begun to acknowledge that standard cost effectiveness 
threshold may not be suitable for drugs for orphan conditions, and are implementing more flexible processes to help ensure access 
to medicines for these patients. 

Eisai Ltd Main = 
Question 4 
-- Other = 

No, each factor should be considered individually in turn rather than cumulatively. Maximum weighting should be achievable for 
burden of illness and/ or wider societal impact. 

Celgene Ltd Main = 
Question 4 
-- Other = 

No. 
 
Firstly, as indicated above, we do not agree with a maximum of 2.5 in all circumstances. 
Second, it should not be necessary for all modifiers to be applied in order to achieve any maximum weighting. Instead, high scores 
for any single factor (eg; medicines for extremely life-threatening conditions) should be reflected by high overall weightings.  
More generally, we suggest it will be difficult to justify a fixed and pre-specified set of quantified weights for each modifier, again for 
the reasons outlined in point above. 
 
However, we do also acknowledge that some consensus on weightings is required, to provide a system that is predictable and 
consistent. Therefore, we propose that a form of ‘multi criteria decision analysis (MCDA)’ is agreed whereby the list of modifiers are 
agreed and carefully defined/characterised, and there is alignment on their relative importance and magnitude of weighting. In 
addition, it will be important to agree the precise way in which each modifier should be incorporated in decision-making, since this 
may vary (eg; we do not feel that it is logical to weight QALY gains according to non-health objectives or uncertainty). This shared 
understanding should ideally be driven by an explicit and clear policy described in the Methods Guide, but could also be facilitated 
by discussion and agreements reached through the Scoping and Decision Problem Meeting process steps. 
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AstraZeneca Main = 

Question 4 
-- Other = 

AstraZeneca supports the ABPI response to this question. 

Lay Member - 
Committee D 

Main = 
Question 4 
-- Other = 

No. 
 
As there is no real ethical reasoning supporting the two new modifiers, choosing numbers would look like plucking numbers from 
the air. Survey results alone are not a proper basis for such weightings. NICE might ask its citizens jury to consider weightings. 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 
Question 4 
-- Other = 

I would strongly advise to not do this. Otherwise you might solve a moral problem on purely mathematical grounds which does not 
make it more acceptable. Also, please consider the possibility of double-counting. Moreover, you should be aware of that the 
“actual” weights might be able to be determined in the future if a reasonable amount of technology appraisals have been 
conducted; thus, if you consider using such weights you might want to specify them in advance (and seek consultation). 

Individual Main = 
Question 4 
-- Other = 

Potentially. 
Calculating what weights would have been given to previous appraisals for each of the two metrics (for example since the end of life 
guidance was implemented) may help illuminate the problem. 
 
My suggestion would be to calculate these values, and then leave the committee the freedom to use a multiplier should they feel it 
to be a key part of the appraisal, as this can also be factored in with the weight of evidence e.g. a proven 6 month survival increase 
could be given more weight than a predicted 6 month increase. 
 
The issue of practical implementation may have been different/resolved, had the panel included groups who complete the NICE STA 
template on a regular basis. 

Healthcare 
Improvement 
Scotland 

Main = 
Question 4 
-- Other = 

We appreciate the intuitive appeal of providing a numerical value for each of the modifiers in terms of giving committee members a 
‘formula’ to work from and also to provide a degree of predictability for submitting companies. However, as there are currently no 
data to support the relative weights that should be given to the individual modifiers, there could be problems in assigning these 
arbitrary values. Taking a weighting approach would require some formal data collection to underpin the values.  
 
We would also add that the use of formal numerical scoring systems to arrive at a decision could result in less deliberative and 
flexible outcomes. 

All Wales 
Therapeutics and 
Toxicology Centre 

Main = 
Question 4 
-- Other = 

No, the AWTTC does not favour placing such weights, as the evidence for this does not presently exist. Indeed, there remains 
consistent and robust evidence from multiple sources that the public does not support giving higher priority to patients near the 
end of life. AWTTC believe that the committee would benefit more from having the guidance to consider and include such modifiers 
in a pragmatic manner without being too prescriptive. 

NCC - Mental 
Health 

Main = 
Question 4 
-- Other = 

I don’t favour allocating specific weights, however, it needs to be noted that 4 of the criteria [certainty of ICER, HRQoL adequately 
captured, innovative nature of technology and non-health objectives of the NHS] had until now an explicit maximum weight of 1.5 
(up to £30K/QALY) whereas the end of life criteria had an empirical maximum weight of 2.5. Under the new proposal, and without 
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any allocation of specific weights, Appraisal Committees will be able to consider a higher weight for the 4 criteria in brackets (e.g. 
they could apply a weight of 2.3), thus introducing inconsistency between decisions pre- and post- application of this proposal. 

12 GM CCGs Main = 
Question 4 
-- Other = 

GMMMG feel is impossible to fully assess the risks and benefits to patients of a new treatment, especially if it is within a previously 
untreated condition – what baseline can be used to assess relative benefits?.  
For areas where there is also a paucity or conflicting evidence the addition of more variables will make the likelihood of 
(inadvertent) error or uncertainty greater. 
We would reference the ongoing controversy about statins, which demonstrates that it can be impossible to do this even for a long 
established treatment which has significant RCT and real life clinical evidence behind it. It is even harder to set a QALY for the value 
of innovation and we would challenge that even a expert health economist could do this with certainty.  
 
We feel that there should be a variable threshold applied for Acute duration, or self limiting conditions vs chronic, long term 
illnesses. The duration of burden and severity would need to be combined if the same ‘scale’ of assessment/ modifier were to be 
used.  
 
We are concerned that using modifiers which ‘value’ certain people, professions, carers etc more than others due to their societal or 
social contribution is contrary to most ethical frameworks which NHS trusts and commissioners currently use, as previously 
recommended by NPC/ NICE‘s own local decision making guidance of 2012 
http://www.npc.nhs.uk/local_decision_making/index.php in accordance with fairness required in the NHS constitution. 
 
In addition we are concerned that the pricing of technologies by manufacturers will be such that they are approvable at the 
maximum allowable QALY threshold. This is evidenced by the significant increase in the use of Patient Access schemes (many of 
which are not transparent or available for scrutiny by the NHS, due to heavily enforced confidentiality clauses) in past years which 
have allowed technologies, which did not reach the required thresholds at initial consideration to be passed at final consideration – 
due to a recalculation of QALY benefits.  
Many have been approved at the upper limit (near £30,000) of what is deemed acceptable. These then MUST be implemented by 
NHS trusts in accordance with the NHS constitution. Due to unlimited resources this will inevitably mean that services, treatments 
or facilities which are not subject to NICE consideration will have to be de-prioritised and decommissioned, leading to a changed 
delivery. This may facilitate much needed care transformations, but may not be desirable in all circumstances. 
 
GMMMG does not feel qualified to suggest and alternative threshold, but also does not feel that NICE has adequately explained or 
justified this threshold. The premise also assumes combines health and social care budgets, which, while aspirational, are not in 
place in any wide scale sense in any part of the UK that we are aware of. 

Genetic Alliance UK Main = 
Question 4 
-- Other = 

Attributing specific weights to individual modifiers (BoI, WSI, certainty of the ICER, HRQoL inadequately captured, innovative nature 
of the technology, non-heath objectives of the NHS) will penalise medicines that do not address all the modifiers. This conflicts with 
what Genetic Alliance UK views as the aim of VBA, which is to enable the formal consideration by NICE of additional factors that are 
important to patients, as a means of justifying a medicine’s cost.  
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Genetic Alliance UK believes that NICE should be explicit in their proposals that new medicines do not need to address all the factors 
that could be considered under VBA. Not providing evidence to demonstrate WSI or innovation, for example, should not count 
against a medicine or affect the cost per QALY threshold that its cost-effectiveness is measured against.  
 
Genetic Alliance UK would welcome greater consultation on how all aspects of VBA (BoI, WSI, certainty of the ICER, HRQoL 
inadequately captured, innovative nature of the technology, non-heath objectives of the NHS) could be calculated and applied.  
 
More detailed guidance from NICE on how all aspects of VBA might work in practice would be valuable for two reasons: First, it 
would ensure that stakeholders are aware of what evidence may be required and how it is likely to be used, improving transparency 
and predictability. We believe the development of this framework is best done in partnership with stakeholders, including patient 
groups; and that it should incorporate consideration of both quantitative and qualitative evidence.  
 
Second, it would enable VBA to be consistently applied between appraisals. While this is a key ask of an appraisal process, it is 
imperative that NICE guidance also recognises the need for a flexible, nuanced approach to technology appraisals, able to take 
account of the individual circumstances of a medicine or a condition. For the appraisal of medicines for small patient populations, 
for example, this includes ensuring VBA can cope with incomplete data sets and gives appropriate weight to the testimonies of 
expert patients and clinicians.  
 
Following an appraisal decision, NICE should also provide feedback as to what weights were ultimately applied to each modifier, and 
for what reasons, and how that contributed to the Appraisal Committee’s decision. This should include clear and transparent 
reporting of NICE’s final cost per QALY calculation. 

Multiple Sclerosis 
Trust 

Main = 
Question 4 
-- Other = 

Again, without more information about the model and which weights and modifiers are in place, this question is impossible to 
answer. 

Specialised 
Healthcare Alliance 
(SHCA) 

Main = 
Question 4 
-- Other = 

There is insufficient detail in the document to allow answers to these questions. To minimise confusion, NICE needs to evaluate and 
clearly explain the implications of enforcing specific weights to each of the modifiers, including any impacts on innovation and 
patient care. Worked examples would be helpful in demonstrating the impact on different patient populations. 

Rarer Cancers 
Foundation 

Main = 
Question 4 
-- Other = 

As set out above (previous questions) , we do not consider that 2.5 should be the maximum weighting. Any specific weight for each 
modifier that is below this level would have the effect of reducing the maximum threshold for treatments for rare cancers and we 
would oppose it. 

Target Ovarian 
Cancer 

Main = 
Question 4 
-- Other = 

In the absence of specific information in the consultation document about how the weights and modifiers will be applied, it is not 
possible to make an informed response regarding the detail of this question.  
 
Target Ovarian Cancer is concerned that the assignment of specific weights to each of the modifiers will, in effect, reduce rather 
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than increase the flexibility to approve treatments at end of life. 

Meningitis 
Research 
Foundation 

Main = 
Question 4 
-- Other = 

It is hard to comment on this without further information which shows how different weightings will affect the outcome of specific 
HTAs. 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
Question 4 
-- Other = 

No. 
 
Attributing specific weights to each modifier means that all medicines will need to impact on all six factors to score well in the new 
process, however, not all six factors will be of equal importance to patients. 
 
We believe the committee should be able to use a flexible approach in the application of the 'weights' to each modifier. We also feel 
that an individual modifier, on its own, should be able to push the multiplier up to the maximum (to reach the 2.5%). 
 
For example, if a new technology led to a step-change (innovation) in the way a condition is treated, we would like the committee to 
be able to apply 2.5 to the innovation modifier. We recently heard from patients on the innovation issue when we questioned them 
about a new treatment for vitreomacular traction (VMT). Patients were asked if they would rather have surgery or a new one-off 
eye injection for their condition and all voted for the latter. We would therefore hope that this important step-change in treatment 
would be recognised by NICE.  
 
If this flexible approach is adopted, we would want stakeholders and the committee to decide how the weights would be applied to 
the modifiers at the scoping stage of the appraisal. This will enable clinical and patient experts to understand what evidence the 
committee wants to see during the appraisal process. 
 
We appreciate that NICE may not adopt this flexible approach to allocating weights This is why we believe another consultation 
should be run once NICE is clearer about its plans for allocating weights, so that stakeholders have an opportunity to fully assess and 
comment upon more developed proposals. 

Pancreatic Cancer 
UK 

Main = 
Question 4 
-- Other = 

No. 
 
As explained above, we feel that a specific End of Life criteria should be retained. We also feel that this criteria should carry 
sufficient weight in any new process to mean that more cancer drugs are approved, lessening the need for a separate Cancer Drugs 
Fund route. This might mean a maximum weighting of more than 2.5 for end of life or orphan drugs. 

Breast Cancer Care Main = 
Question 4 
-- Other = 

We do not feel able to comment in detail on this without further information and examples of how this might work in practice. 
However we do believe that patients with secondary (incurable) breast cancer need assurances that treatments that control disease 
but are not curative will be valued in this new method of analysis. This may mean giving a higher weighting to the 'burden of illness' 
for those with secondary breast cancer, but without concrete examples of these methods in action to consider it is difficult to be 
sure of the best approach. 
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Prostate Cancer UK Main = 

Question 4 
-- Other = 

No.  
 
We are concerned that attributing specific weights to individual modifiers may penalise medicines which do not address all of the 
modifiers. The consideration of additional factors should be a means by which a higher price may be justified, rather than a route to 
exclude medicines that do not meet all of the outlined modifiers. However, we fear this may be the impact of weighted criteria. 
 
We would welcome further clarity from NICE on how all the aspects considered under the VBA proposals will work in practice, which 
is to include BoI and WSI but also certainty on how the of the ICER, HRQoL inadequately captured, innovative nature of the 
technology, and non-heath objectives of the NHS. More information will ensure stakeholders will be able to provide the right 
evidence for appraisals, improving the transparency and predictability of the process. We would advocate further work with 
stakeholders and patients to develop this framework.  
 
NICE needs to ensure that in setting out a clearer framework for VBA, it does not compromise the flexibility needed in the decision 
making process; enabling a more holistic approach to be taken to medicine appraisal that gives due consideration to the factors that 
are important to the relevant patient community. 

Patients Involved in 
NICE (PIN) 

Main = 
Question 4 
-- Other = 

No.  
 
We are concerned that attributing specific weights to individual modifiers may penalise medicines which do not address all of the 
modifiers. The consideration of additional factors should be a means by which a higher price may be justified, rather than a route to 
exclude medicines that do not meet all of the outlined modifiers. However, we fear this may be the impact of weighted criteria. 
 
We would welcome further clarity from NICE on how all the aspects considered under the VBA proposals will work in practice, which 
is to include BoI and WSI but also the certainty of the ICER, HRQoL inadequately captured, innovative nature of the technology, and 
non-heath objectives of the NHS. More information will ensure stakeholders will be able to provide the right evidence for appraisals, 
improving the transparency and predictability of the process. We would advocate further work with stakeholders and patients to 
develop this framework.  
 
NICE needs to ensure that in setting out a clearer framework for VBA, it does not compromise the flexibility needed in the decision 
making process; enabling a more holistic approach to be taken to medicine appraisal that gives due consideration to the factors that 
are important to the relevant patient community. For the evaluation of medicines for small patient populations, for example, this 
would include ensuring that the method was able to consider incomplete data sets and appropriately valued qualitative evidence. 

CLL Support 
Association 

Main = 
Question 4 
-- Other = 

Specific weights should not be given to each of the modifiers. The Appraisal should be an overall assessment of all modifiers and any 
weighting may restrict the committees ability to achieve this. It is essential that the processes are flexible enough to reflect all issues 
of complex and sometimes long term diseases. 

National Main = No.  
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Rheumatoid 
Arthritis Society 

Question 4 
-- Other = 

 
We share concerns expressed by Patients Involved in NICE that attributing specific weights to individual modifiers may penalise 
medicines which do not address all of the modifiers. For example, giving the burden of illness modifier a larger weighting compared 
to wider societal impact may reduce the perceived cost effectiveness of drugs for the treatment of RA, because RA has a perceived 
lower burden of illness than some other life-limiting diseases. In direct contrast, RA is likely to score highly under wider societal 
impact because of the high worklessness associated with the disease among people of working age. For the sake of fairness across 
so many different disease areas, it may be sensible to give both modifiers the same parity of weighting. 

Cancer52 Main = 
Question 4 
-- Other = 

No. Whilst we support greater transparency in the establishment of the relative importance of the modifiers in a particular 
appraisal and this informing an Appraisal Committee’s decision making, we believe that it would be premature to allocate 
specific weights. This would require significant work to build the empirical evidence base that would be required, and 
would be meaningless without significant patient and public involvement. 
 
We believe that improving the deliberative process with greater emphasis on, and enhancement of, the role of the lay 
representative and giving voice to patient & carer experts and patient & carer representatives, is a more pressing issue. 
This is the opportunity we see with proposals for VBA. 

Motor Neurone 
Disease Association 

Main = 
Question 4 
-- Other = 

No. Such an approach would be far too inflexible. We support the use of modifiers of this sort to rule treatments in, because they 
might have one particularly valuable aspect. We would be concerned at any insistence that all new treatments satisfy all the 
modifiers, particularly within a highly specific system of weighting, as the net effect of this will undoubtedly be to rule new 
treatments out. 

Myeloma UK Main = 
Question 4 
-- Other = 

Myeloma UK considers there to be too little information to be able to answer this question at this time. There is insufficient 
information in the consultation to outline the implications specific weights would have in calculating the 2.5 increase in the 
threshold – this could be helped by worked-up examples outlined in the consultation document. 
 
As outlined above, we do not think that WSB or WSI should be factored into the NICE decision-making processes and therefore 
should not have a weight. We also do not agree that there should be a formal increase in the QALY.  
 
Rather the calculation of burden of illness and WSI (if this is taken into account) should be able to serve as an indication to the 
committees of where they can take account of a higher cost per QALY. To this end, it is perhaps too rigid and formal for NICE to have 
specific weightings in place. 
 
If weights are included however, it would be appropriate for ‘certainty’ and ‘how well the data has been captured’ to be considered 
as weightings – alongside burden of illness/wider societal impact as this may serve to be a good incentive to industry to fix the 
‘inputs’ into the system or at least provide broader evidence in support of their technology. 

The Haemophilia 
Society 

Main = 
Question 4 

More research is needed before specific weights should be added to the modifiers. However due to the reasons stated in Q3 we do 
not believe a maximum of these should be added to a maximum weighting of 2.5. 
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-- Other = 

Beating Bowel 
Cancer 

Main = 
Question 4 
-- Other = 

No. Such an approach would effectively reduce the flexibility for treatments used near the end of life. 

Bowel Cancer UK Main = 
Question 4 
-- Other = 

No. In the absence of guidance about how a committee will apply the modifiers in the decision making process, we are unable to 
comment on the application of weights to each of the QALY modifiers. Clear and definite guidelines should be provided by NICE, and 
we suggest a greater degree of communication with patient groups to hear their opinion on the matter. 

Cystic Fibrosis Trust Main = 
Question 4 
-- Other = 

There is insufficient detail in the document to answer these questions. 
 
NICE needs to evaluate and clearly explain the implications of enforcing specific weights to each of the modifiers. 
 
Worked examples would be helpful in demonstrating the impact of different patient populations. 

The MS Society Main = 
Question 4 
-- Other = 

We do not believe that an inflexible weighting system should be introduced in advance of individual technology appraisals. It would 
be impossible for such a system to reflect the needs of the different patient populations being addressed. 
 
It is possible that the addition of “weights” to each of the modifiers would mean that new medicines which score very highly in one 
modifier but do not have all the other modifiers present could be penalised. For example, a very innovative new medicine could be 
penalised because there is some uncertainty about its incremental cost effectiveness ratio (ICER). It is also possible that one 
modifier may prove to be of special significance to one patient population, but not to others.  
 
The Appraisal Committees should therefore be trusted to determine whether the existence of certain modifiers mean that medicine 
should be approved for use, by liaising with patient groups and patient experts to determine appropriate weights for the relevant 
patient population. As long as the decisions made are transparent and open to public scrutiny, no specific weight should be given to 
each of the modifiers. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
Question 4 
-- Other = 

No. There is a lack of data to give specific weights. More weight should be allocated to the strength and quality of the clinical trials 
data presented to NICE instead. 

Cancer 
Campaigning 
Group (CCG) 

Main = 
Question 4 
-- Other = 

Given that at present there is no guidance about how a committee will apply the modifiers in the decision making process, we do 
not feel able to comment on the application of weights to each of the QALY modifiers. 
 
We would strongly urge NICE to develop clearer proposals on how weights might be applied and clarify how the six modifiers might 
interact with each other. This should then be subject to a further full public consultation. Without detail on this, there is much about 
the proposals for value based assessment which is unclear in this current consultation. As part of the process of considering how 
modifiers should be applied, we would also recommend that NICE consider whether there are also other criteria which should be 
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factored into assessment processes in addition to incremental cost-effectiveness ratios. 
 
At present we are also not aware that there is any strong evidence to indicate what weights should be used or what method should 
be used to combine them. 

Breakthrough 
Breast Cancer 

Main = 
Question 4 
-- Other = 

NICE have not given any guidance regarding how either of the modifiers will be applied. It is therefore difficult to comment on 
whether weightings should be applied to the modifiers. However, we would suggest that by allocating weightings to either of the 
modifiers, there is a risk that an outstanding drug in either category would not be approved for use because it does not meet the 
necessary weighting for the other modifier. We would therefore suggest that it should be possible for the maximum 2.5 weighting 
to be achieved in only one category. This would allow drugs the best possible chance of being approved and would ensure that 
patients had access to as many drugs as possible. 

The Patients 
Association 

Main = 
Question 4 
-- Other = 

It would seem appropriate to apply individual weights as the burden of illness and wider societal impact may vary from cases to case 
depending on lifestyle and genetic and having individual weights will allow the panel to capture these differences. 

British Society for 
Rheumatology 

Main = 
Question 4 
-- Other = 

The BSR does not have a view on whether specific weights should be allocated to each of the modifiers. 

European 
Haemophilia 
Consortium 

Main = 
Question 4 
-- Other = 

We believe that more research is needed before specific ‘weights’ can be allocated to each of the ‘modifiers.’ However, following 
the completion of any such research we do not believe that the resulting figures should be added to an imposed maximum of 2.5 for 
the reasons mentioned in the comment above. 

Royal College of 
Physicians (RCP) 

Main = 
Question 4 
-- Other = 

If burden of illness or wider society impact modifiers were to be used, then a specific weighting ought to be given to them, so that 
their use is consistent and transparent. However we do not think it would be appropriate to give a separate weighting to both 
proportional QALY shortfall and absolute QALY shortfall and then to add these together, as we believe there is substantial overlap 
between these two measure of burden of illness. Furthermore we think that the weighting given to burden of illness should be low 
to reflect the uncertainty around social preferences for burden of illness weighting. 
 
If “certainty of the cost effectiveness ratio” is considered as a modifier then it should not be weighted. This should be used as a 
consideration for whether the base case cost effectiveness ratio results being considered are a reliable enough basis to make any 
decision, or if the base case results should be treated with caution. If the certainty was low then this would be an argument for 
disallowing any consideration of a cost effectiveness ratio above £20,000 per QALY gained, not applying a weighting. If a weighting 
was used it would have to be between 0 and 1, with a maximum 1.0 for certainty. 
 
It is not clear how the remaining modifiers (whether HRQoL has been appropriately captured, the innovative nature of the 
technology, and the non-health objectives of the NHS) could be quantified, individually or relative to each other. They are factors 
which might, all other things being equal, allow a committee to give the benefit of the doubt when the best estimated cost 
effectiveness ratio is marginal, but they are not based on factors which are inherently quantitative. 
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If after this consultation weights are considered necessary then it would be necessary to consult further on a specific set of weights. 

Royal 
Pharmaceutical 
Society 

Main = 
Question 4 
-- Other = 

A simple weighting system is not likely to be feasible in practice when making decisions in a committee. It should be remembered 
that a total of six modifiers, including the two new modifiers of burden of illness and wider societal impact, have been proposed. It 
will simply not be feasible to allocate ‘weights’. 
 
There appears to be a paucity of evidence on which to base any individual weighting. The evidence that is available does not give 
clear answers. There are questions to be addressed about both the quantity of the weights to apply and how those weights should 
be applied. For example, should the weightings be applied additively or multiplicatively? The NICE Decision Support Unit paper on 
burden of illness suggested that weightings for burden of illness are not linear.  
 
There will need to be explicit guidance that TA committees can use about how to apply any new criteria. As currently described, it is 
not sufficiently clear if and how such guidance can be produced and used. The example below illustrates the point that how the 
weightings are applied will result in different conditions being prioritised 
 
There are a number of different ways of applying the weights which lead to very different results. For example, NICE’s Illustrative 
Technology Appraisal list and QALY shortfall shows that Alzheimer’s disease scored higher than Psoriatic Arthritis on proportional 
QALY shortfall (82% v 77%) but lower in terms of absolute QALY shortfall (7 v 24). If proportional QALY shortfall has a higher 
weighting than absolute QALY shortfall, then Alzheimer’s disease will have a higher weighting. If absolute QALY shortfall is weighted 
in a linear manner, then psoriatic arthritis has a weighting that is over three times higher than Alzheimer’s disease. How the weights 
are applied make big differences in the relative ranking of different conditions. 
 
We urge caution before applying arbitrary weights to the modifiers and strongly recommend that NICE consult more widely on any 
proposed system of weighting before implementing any weights and generate empirical evidence underpinned by robust research 
methods before any weighting system is used in practice. We would like to see a further consultation on any proposed weights and 
how they will be applied. It is difficult to assess the impact of the changes without seeing the proposed weightings. 

Royal College of 
Paediatrics and 
Child Health 

Main = 
Question 4 
-- Other = 

We think this would be very difficult to do at this stage, without firm data on which to draw these lines. Consistency or inconsistency 
may emerge through the process and these be then debated, rather than a dictatorial line being placed. 

UK Faculty of Public 
Health 

Main = 
Question 4 
-- Other = 

This seems somewhat arbitrary in the light of the lack of evidence. 

Cancer Research 
UK 

Main = 
Question 4 
-- Other = 

Flexibility within the NICE process is important to ensure that all relevant evidence can be considered which does not 
easily fit into the earlier stages of the process. The modifiers outside BOI and WSI are all broad in nature – for example, 
HRQoL inadequately captured could have a variety of implications, as could evidence around non-health objectives of 
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the NHS. It would be extremely difficult to weight these to anticipate all possible eventualities, and would add 
unhelpful rigidity to the NICE process. 
 
No evidence has thus far been provided to suggest that specific modifiers should be weighted differently. Furthermore, 
there is a potential that some modifiers might be more relevant to certain appraisals and others to different appraisals. 
We would urge NICE to guard against this having the effect of drugs of certain classes, or for specific disease areas, being favoured 
in the NICE process more than others. 
Furthermore, it is crucial that NICE provides clear guidance, developed with reference to the views of the wider public, as well as 
clinical and patient communities, to the decision-making Committees. 

Department of 
Health 

Main = 
Question 4 
-- Other = 

The Department agrees that it would be important for reasons of clarity and affordability to allocate specific weights to burden of 
illness, wider societal benefits / impacts (if included) and, where relevant, end of life flexibilities, in a way that, taken together, the 
combined weighting could never exceed the relevant maximum weight. Importantly, as set out above, the Department’s view is that 
the maximum weight should remain c.1.5 times the lower boundary for the majority of appraisals, and 2.5 times the lower boundary 
as a maximum only for products which meet the criteria for application of the End of Life flexibilities (see response to Q3 above).  
 
In addition, as noted in relation to the end of life flexibilities in the response to question 1, the Department believes that it would be 
helpful for NICE to adopt a more quantitative approach to the application of weightings, to help improve the consistency of 
application, and make the system more transparent. This might, for example, involve introducing specific ‘step points’ within the 
relevant threshold range, such that, for example, a threshold of £25,000/QALY might apply to treatments associated with a specified 
level of burden of illness, or combined level of BoI and WSBs/WSIs (if included).  
 
In this context, the Department believes it would also be helpful for NICE to routinely provide to Appraisal Committees information 
setting out the value of BoI and (if included) WSBs/WSIs and health impacts for both the technology being appraised and displaced 
treatments, for consideration as part of the appraisal process. This would help to provide Appraisal Committees with important 
context for the application of weightings, and could also have wider benefits, as detailed below in the response to question 5. 

Public Health 
England 

Main = 
Question 4 
-- Other = 

This seems somewhat arbitrary in the light of the lack of evidence. 

Centre for Health 
Economics, 
University of York 

Main = 
Question 4 
-- Other = 

See response to question 6. 

London School of 
Economics and 
Political Science 

Main = 
Question 5 
-- Other = 

The future: consistency, predictability, transparency? We do not believe that the approach outlined in the ToR document will 
achieve the proposed objectives of improving consistency, predictability and transparency in the judgments of the NICE Appraisal 
Committees. Even by ignoring potential practical limitations associated with the measurement and quantification of BoI and WSBs 
(or WSI), it appears that value judgments will not necessarily be consistent across therapeutic areas and disease indications. Instead, 
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given the current regulatory definition of orphan designations that accounts for severity, in combination with the fact that there are 
high chances for a treatment of a more severe disease to be associated with greater WSBs, it would be expected that the modifiers 
would be assigned mostly for the cases of technologies for orphan indications, and possibly advanced diseases. Predictability and 
transparency would not improve either because of the absence of details with regards to multiplier elicitation process(es). 

University of Leeds Main = 
Question 5 
-- Other = 

I think it is to be commended that there are attempts to formalised and make explicit the values expressed and applied in Appraisal 
Committees. However, I think some of what is proposed will muddy the water, introduce double counting and undermine the 
process. 
The terms must be much tighter for consistency and transparency – e.g. ‘Engaging with society’, ‘Wider societal impact’ 

The Institute of 
Cancer Research, 
London 

Main = 
Question 5 
-- Other = 

The ICR has concerns that these proposals are much more complicated that the current system. They seek to apply mathematical 
algorithms to a set of very complex considerations that are currently made in the course of value judgments by NICE appraisal 
committees. We would strongly recommend that NICE model the effects of its proposed new appraisal system in a full range of 
different scenarios, and apply it to historical technology appraisals see the effect on its decisions. It will be important to highlight 
any general effects in the new appraisal system, so that these can be discussed and debated. 

Southampton 
Health 
Technologies 
Assessments 
Centre (SHTAC) 

Main = 
Question 5 
-- Other = 

In theory the definition of general criteria for applying additional weightings – criteria that can be considered in all appraisals rather 
than those relating to end of life, life-extending, treatments or where inclusion of wider considerations have been agreed in advance 
by DH – should improve consistency in decision making between treatment/ patient groups. This might also be expected to increase 
transparency, in terms of the bases for applying additional weightings and when they might be applied. However the complexity of 
analyses required to establish the burden of illness (relative QALY shortfall) in the face of uncertainty over the natural history of 
disease and the likelihood of multi-morbidity means that these measures are unlikely to be easily/ straightforwardly derivable, 
maybe difficult to comprehend without technical knowledge and are likely to be highly contested. 
 
In the absence of evidence (or guidance), for all committees, on what weighting to apply it seems unlikely that this approach will 
substantially improve the consistency and/ or predictability of committee judgments. They certainly seem likely to extend the time 
taken over the decision making process. 

Applied 
Quantitative 
Methods Network, 
University of 
Glasgow 

Main = 
Question 5 
-- Other = 

I do not think it will.  
 
Transparency: The proposed approach adds layers of technical complexity to the existing approach, which is already too technically 
involved for many stakeholders to engage effectively with. The proposed approach will be less transparent from many stakeholders’ 
perspective. 
 
Consistency: While new methods and standards are being determined the proposed approach will likely reduce consistency. 
 
Predictability: In the longer term, the new approach may be more predictable for those with the technical knowledge to follow it, 
but not for everyone else. 

Manchester Centre Main = No. It will do the opposite.  
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for Health 
Economics, The 
University of 
Manchester 

Question 5 
-- Other = 

Consistency will be undermined because there is more than one technology appraisal committee who will interpret the use of the 
maximum 2.5 modifier and creation of weights to generate the total modifier in subjectively different ways. 
Predictability and transparency will be undermined because the proposed approaches are introducing more subjectivity into the 
appraisal process by the requirement to move from understanding collated evidence on the proportional and absolute QALY 
shortfall to estimating a final ‘modifier’. 

University of 
Sheffield 

Main = 
Question 5 
-- Other = 

It is not certain that this will be the case unless the constituents of a ‘high’ burden of illness and ‘high’ wider societal impact are 
clearly defined. 

Universities of 
York, Alberta, 
Leeds and Trinity 
College Dublin 

Main = 
Question 5 
-- Other = 

NICE is proposing to maintain a baseline cost-effectiveness threshold of £20,000 per QALY. Despite acknowledging that this 
represents the “opportunity cost of programmes displaced by new, more costly technologies”, there is no mention of recent 
empirical work – supported by NICE – which aimed to estimate precisely that. This work estimated the shadow price of the NHS 
budget to be below £20,000 per QALY, implying that NICE’s proposed threshold is too high and that its use is likely to result in the 
adoption of technologies which displace more value than they gain. If the baseline threshold is too high and the special value 
considerations outlined in the consultation document are applied only to the identified beneficiaries of the new technologies being 
appraised, it is difficult to avoid the conclusion that NICE Technology Appraisal Guidance will become a source of systematic and 
inequitable value destruction in the NHS. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 
Question 5 
-- Other = 

As the methods outlined currently stand there is insufficient detail on the precise methods to make this judgement. 

NCC-WCH Main = 
Question 5 
-- Other = 

Consistency depends on how you answer consultation question 4. If this remains open-ended, then the process will become 
inconsistent. Again, further examination of who loses in this new approach needs to be made transparent. A consistent approach 
will also be required for estimating future QALY losses. 
 
Also depends on how the ‘protected’ characteristics of age and gender under equalities legislation will be handled when using the 
absolute QALY shortfall, if these characteristics are key when deciding whether a treatment will be offered. Will additional weights 
be used in these circumstances? 
 
I don’t think the approach as currently outlined in this document will achieve the proposed objectives as it isn’t clear when/how 
burden of illness and wider societal impact change the willingness-to-pay threshold. 

King’s College 
London and 
University College 

Main = 
Question 5 
-- Other = 

Policy consistency requires consistency in the set of relative weights among different patient groups. Securing such consistency does 
not require the approach outlined in the previous section, but it does require an approach with equivalent effect. Finding an 
alternative approach with equivalent effect will be difficult to achieve and there is likely to be controversy over the methods chosen 
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London to arrive at the relative weights.  

 
Moreover, there is the issue of transparency. The discrete choice experiment reported in Brazier et al. (2013) showed evidence that 
participants did not fully understand the task they were being asked to undertake. It will be hard to explain to the public at large 
why such experiments should be the basis of weighting. 
 
In this context, the more intuitive idea of comparing each potential group to the most fortunate has advantages. Moving away from 
the principle that a QALY is a QALY is QALY, which has withstood the test of time, requires some form of moral argument, and the 
principle of seeking to give everyone the fullest life possible is one relevant moral argument. 
 
References 
Brazier, John et al. (2013) ‘Eliciting Societal Preferences for Burden of Illness, Therapeutic Improvement and End of Life for Value-
Based Pricings: A Report of the Main Survey’, Policy Research Unit in the Economic Evaluation of Health and Social Care 
Interventions, Universities of Sheffield and York. Available at: http://www.eepru.org.uk/EEPRU%20VBP%20survey%20DP.pdf. (Last 
accessed 13.6.14.) 

ScHARR Main = 
Question 5 
-- Other = 

No. 
a) The wrong threshold is being used as demonstrated by evidence produced by the University of York. If the industry/DH 
agreement is accepted, then cost-effectiveness can only be achieved by compensating for this in the weightings. 
 
b) Consistency and predictability will only be achieved if weightings are published. 
 
c) Transparency (and credibility) will only be enhanced if it is accepted that absolute shortfall is a component of burden, and as such, 
is an equity concern, not a measure of wider societal impact. Wider societal benefits, if they are to be included, should be calculated 
directly (but potentially adjusted to remove ‘unacceptable’ consequences). 
 
d) Absolute shortfall is a more appropriate measure of burden of illness. 

PharmaPrice 
International Ltd 

Main = 
Question 5 
-- Other = 

No. Although the overall concept of VBA does offer the very real prospect of helping NICE to make better decisions, this question is 
rather missing the point. It presupposes that the current decision-making processes are fine and that the new structures offer a 
tangible advantage, but what you are failing to do in this consultation, is to consider these, rather narrow, technical factors, in the 
overall context for how the UK (or in some aspects just England and Wales) determines value, sets drug prices and establishes 
whether reimbursement should be granted. 
 
I would argue that you are failing to do what you set out to do if you JUST consider the very narrow frame of reference adopted in 
this consultation; you really should look at the broader picture because it involves the roles of the PPRS, the SMC, devolved 
decision-making to CCGs, the very odd attitude by NICE and the DoH to Patient Access Schemes and best practise sharing with other 
countries’ HTA approaches, especially the French, Dutch and Australian systems. By completely ignoring this wider context you are 
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doing Britain a tremendous disservice. Why? Because the reason that the way NICE operates its value assessment currently is 
flawed for a number of reasons and should be improved, but the very narrow scope adopted in this consultation will only be able to 
address one small aspect of what is currently going so wrong with how the UK determines value, sets drug prices and establishes 
whether reimbursement should be granted. There is therefore a significant risk that unless the bigger-picture is considered, the UK 
will still have some huge and fundamental problems for healthcare access and affordability based on NICE’s impossibility to 
adequately deal with them given that its frames of reference only account for a small part of the problem. 

Shire 
Pharmaceuticals 
Ltd 

Main = 
Question 5 
-- Other = 

No. 
 
The proposed approach does not specify how Appraisal Committees should combine factors listed in section 6.3.3.  
We support the ABPI’s recommendation that an explicit decision making framework document should be provided to Appraisal 
Committees, after being reviewed and agreed by stakeholders in a public consultation, to ensure consistency of approach across 
different Committees, to provide a greater degree of predictability and ensure that all relevant elements of value are considered. 
This is required particularly for those elements of value that are not directly proportional or that cannot be converted to QALYs and 
that needs to be measured using different metrics (for example, the innovative nature of the technology factor). A possible way to 
achieve this could be to pilot a form of Multi Criteria Decision Analysis (MCDA) in a number of appraisals.  
 
A move towards an MCDA approach is attractive as it would lead to processes becoming more transparent and systematic. It would 
capture many of the benefits of directly incorporating additional factors into decision-making whilst avoiding the complexity 
problems associated with distorting cost-utility calculations. 
However, to apply such an approach it is important to bear in mind that not all factors can be measured by the QALY and other 
qualitative approaches involving use of judgments will need to be applied. 
 
The approach also needs to permit flexibility in decision making to take account of the individual circumstances of specific 
medicines. There also needs to be a greater degree of consistency within particular disease areas. 
 
We recognise that the HST process uses a form of MCDA in its decision making framework and we support this. Widening the use of 
MCDA would therefore seem sensible and would aid the evaluation of those treatments for rare conditions which are not rare 
enough to fall under the HST process, but would struggle to conform to the proposed £50k threshold due to their rarity. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
Question 5 
-- Other = 

Similar to the ABPI we believe that the scoping stage of appraisals should be enhanced to include discussion of each factor. The 
appraisal documentation should include a clear description of each factor’s consideration and contribution to the overall discussion. 
 
However, in addition manufacturers require an indication of the weighting likely to be applied during the appraisal in advance of the 
submission. This will ensure that the evidence submission is relevant to the scope and decision making criteria to be applied by the 
Appraisal Committee. 

Lundbeck Main = Lundbeck supports the response made by the ABPI. 
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Question 5 
-- Other = 

True Research 
Limited (healthcare 
financial 
consultants) 

Main = 
Question 5 
-- Other = 

NO 
 
The proposals are a hotchpotch of arbitrary measures cobbled together to overcome some of the least popular aspects of previous 
policies. The ideas regarding end-of-life drugs and the elderly can represent major changes from NICE's original thinking. The 
differences highlight just how arbitrary many value-based methodologies are. If judgements become more consistent, transparent 
and predictable, it is only because the rules are becoming inappropriately rigid. 

Sanofi UK Main = 
Question 5 
-- Other = 

No. 
 
The consultation document outlines a system which will essentially have a threshold range of £20,000 – £50,000 per QALY with no 
clear guidance on how modifiers/weightings will be considered or applied. This clearly reduces predictability of decision-making and 
therefore poses a considerable challenge for industry and other stakeholders. Without clear guidance on how Committees can apply 
the modifiers, it is also unclear how transparency and consistency can be achieved. 
 
The move to VBA is an opportunity to improve the assessment of new medicines in the UK, to allow a more holistic assessment of 
their value. Sanofi proposes that within the new VBA system, cost-effectiveness should be considered as only one element, 
evaluated separately and alongside other value elements, including qualitative factors.  
 
To successfully implement VBA, a clear decision-making framework is required that can achieve the objectives of predictability and 
transparency. Multi-criteria decision analysis (MCDA) is a potential solution which could be considered for further evaluation. An 
MCDA approach could allow cost-effectiveness to be considered as one of a number of factors in decision-making, and could 
incorporate separately additional value elements, such as those proposed as modifiers within the current consultation document. 
This approach would also facilitate incorporation of input from clinical and patient experts which is a part of the current appraisal 
process that we feel needs to be strengthened.  
 
We recommend that this opportunity is explored further through consultation to: 
 
• Establish the most appropriate MCDA model to be used  
• Define the relevant factors to be used for decision-making  
• Establish the most appropriate ways of generating scores, including for qualitative factors 
• Establish the approach to sensitivity analyses and uncertainty that should be undertaken 
• Evaluate whether MCDA is a feasible solution for VBA 

Ethical Medicines 
Industry Group 

Main = 
Question 5 

This is unclear. 
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-- Other = EMIG recognises that it has been, for some time, a long-term goal of government to develop a more sophisticated definition of 

‘value’ for new technologies when they are assessed. While this has now been, to some extent, de-coupled from how medicines are 
priced, EMIG welcomes the attempt to appraise value in this more sophisticated way. 
However, EMIG is not clear on whether the suggested approach will achieve the proposed objectives of improving consistency, 
predictability and transparency in the judgements made by Appraisal Committees. It remains unclear as to how proportional and 
absolute shortfall will be used to derive a weighting. This emphasises the need for a period of reflection and further consultation 
after a fixed period of time or, more reasonably, a number of appraisals under the new methods.  
 
As in the current system, potential continues to exist for inconsistency in how different committees, and indeed the evidence review 
groups supporting them, appraise medicines. 
 
EMIG believes that the proposals, as set out, will considerably increase uncertainty and unpredictability in the way NICE appraises 
medicines and other medical technologies. These changes will make it more difficult for all parties to understand how appraisal 
committees apply modifiers to the data and analyses submitted, thereby increasing the risk associated with any submission.  
For the new methods to work effectively, reference to a set of precedents or ‘case law’ will be required, if not in appraisals, then 
certainly in the preparations for any appeals. Appraisal committees will have difficulty knowing how to treat the burden of illness or 
wider societal impact until it is clear how QALYs have been weighted in other appraisals. As a part of the consultation process, NICE 
has published a table of QALY shortfalls derived from earlier appraisals (the figures having been derived from manufacturer / 
sponsor submissions) and, while marked ‘for illustrative purposes only’, does suggest a form of ranking of conditions emerging from 
this list. Yet, without a reference point of this sort, it is impossible to fully comprehend the rationale behind individual judgements 
reached by appraisal committees.  
 
EMIG urges NICE to consider this issue to ensure transparency and predictability – both for manufacturers and sponsors, and for 
committees. Furthermore, EMIG suggests that NICE consider implementing arrangements where a second appraisal committee 
chair reviews the approach the main committee is taking, and that this is done in advance of any appraisal committee decision being 
published. This could improve the level of consistency between committees’ decision making. It would also avoid unhelpful 
precedents, which may later lead to decisions being appealed on the basis of unfair or unreasonable recommendations. 
In conclusion, the new approach to methods, if not carefully amended from the current proposals, could have a serious impact on 
the ability for patients to access new treatments and contradict government policy (as expressed in the Innovation, Health and 
Wealth programme) to make the NHS more open to innovation. 

Biogen Idec Main = 
Question 5 
-- Other = 

It is difficult to consider whether the approach outlined will result in an improvement in consistency, predictability and transparency 
without considering some real life examples using the proposed approach vs. current approaches. 

European 
Medicines Group 
(EMG) 

Main = 
Question 5 
-- Other = 

No, the EMG does not believe it will. The outlined approach does not specify how Appraisal Committees should combine factors 
listed in section 6.3.3. VBA requires a clear decision making framework, which should be provided to Appraisal Committees, to 
ensure consistency of approach across different Committees, to provide an appropriate degree of predictability and ensure that all 
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relevant elements of value are explicitly considered.  
 
Development of such a framework must be subject to public consultation. As mentioned above, consideration should also be given 
to a form of MCDA (on which consultation would be essential); undertaking pilots in some appraisals to assess the appropriateness 
of this approach would be a worthwhile approach. 
 
EMG supports the ABPI’s view that appraisal decisions should be supported by documentation describing how each factor was 
considered and that discussion of potential modifiers, weightings and evidence should start at the scoping stage. 

GlaxoSmithKline Main = 
Question 5 
-- Other = 

GSK have significant concerns that this will not improve consistency, predictability and transparency in Appraisal Committees 
decision.  
 
There already exists some degree of variation between Appraisal Committees and this could be further exaggerated by inclusion of 
additional modifiers and a wide range of potentially acceptable ICERs (£20-50,000 per QALY). 
 
We therefore make the following suggestions to improve this: 
1. An explicit summary to be made of how various modifiers have been considered and what impact they have had on the decision 
2. Greater role for the Programme Director and Associate Directors at NICE to ensure consistency between Appraisal Committees 
3. A review of decisions after a defined period of time to ensure appropriate and consistent application of the new methods 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
Question 5 
-- Other = 

• No.  
 
• The outlined approach will not achieve these objectives in isolation 
.  
• Consistency and predictability will only be improved by providing clear guidance to the four NICE appraisal committees on how to 
account for decision modifiers. However, this level information is not included in the current consultation.  
 
• Similarly, transparency will only be improved if the committees (i) fully discuss all decision modifiers in the public session of 
appraisal committee meetings; (ii) publicly agree weightings for each modifier; (iii) publicly agree the overall threshold/QALY 
weighting; and (iv) document all of the above in draft and final guidance.  
 
• To help achieve this, we agree with ABPI’s suggestion that a structured evidence summary of quantitative and qualitative evidence 
for each decision modifier should be provided to committees. Including structured tables in consultee evidence submission 
templates would ensure that all relevant evidence is captured. Clinical and patient organisations in particular will be able to 
contribute insightful evidence on BoI and WSI.  
 
• The scoping meeting should be used to identify upfront what decision modifiers are likely to be important and also to agree which 
specific comparator should be used as the anchor point upon which to calculate QALY shortfalls for BoI and WSI 
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Novo Nordisk Ltd. Main = 

Question 5 
-- Other = 

Difficult to determine based on currently available information 
 
In order to ensure consistency, predictability and transparency in the judgements made by the Appraisal Committees, there would 
have to be some kind of explicit decision making framework documented that the Appraisal Committees (and the submitting 
companies) were provided with. In the absence of empirical evidence to support the relevant methodological weighting applied to 
such a framework, Novo Nordisk would encourage NICE to adapt a pilot approach which is reviewed after a set number of 
appraisals. 
 
Each decision modifying factor should be considered individually – with specific evidence summaries produced for consideration by 
the appraisal committee. subsequent appraisal documentation should include a clear and transparent description of how each 
factor was considered by the committee, and how the specific consideration of the individual factors influenced the final decision 

Merck Serono Main = 
Question 5 
-- Other = 

No. The outlined approach does not specify how Appraisal Committees should combine factors listed in section 6.3.3. VBA requires 
a clear decision making framework. Merck Serono supports the position of the ABPI that an explicit decision making framework 
should be provided to Appraisal Committees, to ensure consistency of approach across different Committees, to provide a greater 
degree of predictability and ensure that all relevant elements of value are explicitly considered.  
 
Development of such a framework must be subject to public consultation. Consideration should also be given to a form of MCDA (on 
which consultation would be essential) as this would lead to processes becoming more transparent and systematic. Undertaking 
pilots in some appraisals to assess the appropriateness of this approach would be a worthwhile approach. 
 
Appraisal decisions should be supported by documentation describing how each factor was considered and that discussion of 
potential modifiers, weightings and evidence should start at the scoping stage. 

UCB Pharma Ltd Main = 
Question 5 
-- Other = 

No, we do not believe it will. In their analysis of 65 technology appraisal decisions by NICE over the period 2004–2009, across a total 
of 32 exploratory variables related to the clinical and economic evidence, decision-making process and context of technology 
evaluations, Cerri et al. (2013) concluded that there needs to be “a comprehensive and multi-variate approach to understanding 
NICE decision making”. Through the multivariate analysis performed across their comprehensive dataset the authors, nonetheless, 
only managed to explain between 26% and 32% of the variability observed in NICE decision making, implying that the majority of 
variability across NICE decision-making could not be explained by the combination of the 32 variables included in the analysis. 
 
Against this background, and considering the current proposal under consultation, NICE’s guidance is likely to become even more 
complex. With the addition of another set of modifiers, we do wonder if the two objectives of predictability and transparency which 
Appraisal Committees wish to achieve (that should be aimed at by all public bodies) will not be further negatively impacted.  
 
We believe that transparency could be improved by requiring the Appraisal Committee to specifically disclose the weights used and 
rationale for their use in the final technology appraisal guidance. Commitment by NICE to such transparency requirements would be 
undoubtedly welcome by patients, healthcare professionals and the pharmaceutical industry alike. We would welcome an approach 
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in which Appraisal Committees would issue, as part of the final appraisal document, a table summarising the key evidence and 
considerations used in their decision-making (the variables for inclusion could be subject of specific consultation but could include 
key clinical evidence supporting the rationale, economic evidence, especially ICER and uncertainty estimates which were used to 
support the decision, summary of patient involvement, weights used). This would facilitate the transparency of the key drivers of 
the recommendations made by the Appraisal Committees, compared to the current situation in which much of the rationale 
components are spread out across the document and not always is it clear which part of the clinical, economic, patient evidence 
finally drove the recommendation. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
Question 5 
-- Other = 

There is little in the consultation about how NICE intends to achieve consistency or about how the committees will apply burden of 
illness and wider societal impact to their decision making. Appraisal documentation should include a clear and transparent 
description of how each factor was considered in Committee discussions and how the consideration of each factor contributed to 
the overall decision. 

Roche Products 
Limited UK 

Main = 
Question 5 
-- Other = 

No. 
 
Roche is disappointed that the objectives set out by NICE, of improved consistency, predictably and transparency, do not address 
the original objectives of value-based pricing (VBP) set out by government. 
 
“We want more people to access the drugs and treatments that would prolong or improve their lives … we will create a Cancer Drug 
Fund to enable patients to access the cancer drugs their doctors think will help them.” The Conservative Manifesto (2010). Roche 
does not believe that VBA in its current form will ‘…enable patients to access the cancer drugs their doctors think will help them’. 
 
“The purpose of value-based pricing is to improve NHS patients’ access to effective and innovative drugs … It will give patients and 
clinicians greater access to medicines, based on an assessment of the outcomes that they can achieve.” Department of Health 
(2011). Roche does not believe that VBA in its current form will give ‘…patients and clinicians greater access to medicines...’ 
 
“The Fund will bridge the gap until the introduction of new medicines pricing arrangements, which would then formalise the 
relationship between value and price. Both the Cancer Drugs Fund and value-based pricing reflect the Government’s determination 
to give more power to clinicians to take decisions about treatments in collaboration with patients.” Department of Health (2011). As 
stated by the Department of Health, the Fund was intended to bridge the gap between the old HTA system and VBP. However, all 
published NICE oncology technology appraisals in 2013 had ICERs exceeding NICE’s current maximum cost effectiveness threshold. 
As this maximum threshold is proposal to remain fixed under VBA, VBA cannot be considered to achieve greater access to cancer 
medicines and could result in lower access than under the Cancer Drugs Fund. 
 
Roche believes that under this proposal NICE is failing to adequately capture society’s preferences for treatments within the NHS by 
ignoring the manifesto of government and the proposals from the Department of Health. 

Janssen, on behalf Main = Janssen supports the ABPI position that the approach, as proposed, will not help improve NICE HTA process consistency, 
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of Johnson & 
Johnson 

Question 5 
-- Other = 

predictability and transparency. Appraisal committees should use the methods guide for guidance; but the committee’s final 
judgement should be permitted to flex according to the full range of modifiers that may be relevant for a technology, as described 
above. In addition, Janssen also supports the ABPI proposal for multi-criteria decision analysis (MCDA) to be piloted, in order to 
provide the Committees with an explicit and consistent decision making framework. Of note, MCDA, to a greater or lesser degree, is 
already used in a number of other comparable HTA countries, such as Sweden, Australia, Canada, and Scotland. For example, 
Sweden already incorporates elements of wider societal benefit and degree of unmet clinical need, in addition to the cost per QALY 
into their decision making framework, but in a less formulaic manner than proposed by NICE. 

Association of 
British Healthcare 
Industries 

Main = 
Question 5 
-- Other = 

The proposed approach will go a long way in achieving the stated objective but some patient group may argue that it is bias toward, 
for example, the younger population. 

AbbVie Main = 
Question 5 
-- Other = 

No. Not as the current proposals stand, for the above mentioned reasons. 

Bayer Main = 
Question 5 
-- Other = 

Whilst we appreciate the intent of the review proposal to increase transparency, consistency and predictability, given the lack of 
detail in the review proposal document, we do not believe that the proposed approach will meet these listed objectives. For these 
objectives to be achieved, the publication of briefing documents including a decision making framework and more specific 
information on how the weights will be applied in the context of the appraisal process are essential for consultees and Appraisal 
Committees. 

Pfizer Main = 
Question 5 
-- Other = 

Pfizer is concerned that the approach outlined in this consultation will not lead to improved consistency, predictability and 
transparency in the judgements made by independent Appraisal Committees.  
 
Ultimately the approach should allow for an increase in positive NICE recommendations to promote innovation and access to new 
treatments for patients. 
 
In particular for new technologies with an ICER above £20,000 but no greater than £50,000, there is an inherent lack of clarity on 
how each of the modifiers should be considered by the Appraisal Committee in reaching a recommendation on clinical and cost 
effectiveness. 
 
With the addition of two new, significant modifiers of BoI and WSI and incorporation of End of Life Criteria within BoI, there is little 
if any information on how independent Appraisal Committees shall ensure improved consistency, predictability and transparency in 
their judgements on clinical and cost effectiveness.  
 
Given the important impact of a recommendation on patient care and access to new technologies, it is imperative that a clear 
framework is provided to Appraisal Committees to appropriately guide and allow for consistency with a high degree of predictability 
in the way recommendations are made. Importantly, any such framework should permit a degree of pragmatism, ensuring clinical 
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and patient opinion are sufficiently and transparently considered with any specific inconsistencies being clearly addressed. It should 
be clearly conveyed how each specific modifier has been considered and addressed in reaching a recommendation.  
 
An absence of clarity in this regard raises important questions as to the credibility and robustness of the process outlined in the 
consultation. Further scrutiny is warranted into how consistency, transparency and predictability can be sufficiently achieved to 
ensure the guidance is fit for purpose and leads to recommendations that engender trust in the way NICE works. 
 
Finally, given our request for further clarity on these matters and their critical importance to the significant proposed modifications 
to the way recommendations are made, we call for further consultation to review any proposed changes in response to this 
consultation. This is to ensure that the objective of improved consistency, predictability and transparency in the judgements made 
by independent Appraisal Committees can be sufficiently achieved to engender trust in the process. 

Boehringer 
Ingelheim 

Main = 
Question 5 
-- Other = 

Boehringer Ingelheim believes that the approach outlined by NICE is not sufficient to achieve the proposed objectives. Boehringer 
Ingelheim takes issue that the consultation process was a review and not a full public consultation, which is warranted given the 
importance, complexity and impact of the topic. Clear guidance is needed to ensure that all stakeholders are able to fully 
understand and apply the principles of VBA in a consistent and transparent fashion. 
 
Boehringer Ingelheim supports the trial use of a multi-criteria decision analysis (MCDA) based approach to the assessment of health 
technologies which explicitly defines a framework for decision making, and which is able to account for multiple criteria through a 
formal transparent approach. MCDA allows for a broader range of criteria to be considered, such as innovation, which is not 
reflected by the QALY metric. In addition, the MCDA methodology may facilitate the expert views of patient groups and clinicians to 
be incorporated in a more transparent and consistent manner. 

Bristol-Myers 
Squibb 
Pharmaceuticals 
Limited 

Main = 
Question 5 
-- Other = 

No.  
BMS supports the response provided by the ABPI on this question.  
 
In addition, please also refer to our comments under number 3 (above).  
 
BMS supports the consultation response provided by the ABPI and wishes to supplement it with further proposal. It is proposed that 
the application of Value Based Assessment (VBA) is at the discretion of Appraisal Committees. However, BMS believes that the 
application of VBA needs to be mandatory for VBA to work and provide the necessary levels of equity and predictability. 
 
Furthermore, to improve consistency, predictability and transparency in the judgements made by Appraisal Committees, these 
Committees should not be independent, but be governed by NICE’s Guidance Executive. 

Association of the 
British 
Pharmaceutical 

Main = 
Question 5 
-- Other = 

No. 
The proposed approach does not specify how Appraisal Committees should combine factors listed in section 6.3.3. 
ABPI recommends that an explicit decision making framework document should be provided to Appraisal Committees, after being 
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Industry (ABPI) reviewed and agreed by stakeholders in a public consultation, to ensure consistency of approach across different Committees, to 

provide a greater degree of predictability and ensure that all relevant elements of value are considered. This is required particularly 
for those elements of value that are not directly proportional or that cannot be converted to QALYs and that needs to be measured 
using different metrics (for example, the innovative nature of the technology factor). A possible way to achieve this could be to pilot 
a form of MCDA in a number of appraisals. 
 
A move towards an MCDA approach is attractive as it would lead to processes becoming more transparent and systematic. It would 
capture many of the benefits of directly incorporating additional factors into decision-making whilst avoiding the complexity 
problems associated with distorting cost-utility calculations. 
 
However, to apply such an approach it is important to bear in mind that not all factors can be measured by the QALY and other 
qualitative approaches involving use of judgements will need to be applied. 
 
The approach also needs to permit flexibility in decision making to take account of the individual circumstances of specific 
medicines. There also needs to be a greater degree of consistency within particular disease areas. 
 
ABPI recommends that appraisal documentation should include a clear and transparent description of how each factor was 
considered in Committee discussions and how the consideration of the factor contributed to the overall decision. The scoping stage 
of appraisals should be enhanced to include specific discussions on each factor and on what evidence will be available to support 
their consideration during the appraisal. 

Ferring 
Pharmaceuticals 
Ltd. 

Main = 
Question 5 
-- Other = 

Ferring believes that there is a lack of clarity and detail regarding a number of factors addressed within this consultation, and 
therefore it is not possible to determine whether the proposed approach will achieve these objectives. 

American 
Pharmaceutical 
Group (APG) 

Main = 
Question 5 
-- Other = 

No. The APG feels that the process by which Appraisal Committees will make decisions is unclear. The proposals state that the 
weighting will be related to an assessment of BoI and WSI but there is no explanation as to how value will be attributed. For 
example, if the BoI or WSI weighting for HTA X is twice that for HTA Y, would a QALY gained in HTA X be worth twice a QALY gained 
in HTA Y? 
 
This creates uncertainty for not only the pharmaceutical industry but the consistency of decision-making by Appraisal Committees. 

Allergan Ltd Main = 
Question 5 
-- Other = 

In Allergan’s view, the answer to this question is “no”. Our reasons for this are set out in full in the attachment to this proforma. In 
summary: 
 
• The proposed approach is based on the concept that, in VBA, not all QALYs should be of equal value. But the consultation paper 
does not show what the different values given to QALYs gained in different conditions will be. Without knowing this, it is not 
possible to understand what the impact of value based assessment will be on specific HTAs, or on either the patients or the 
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manufacturers concerned 
 
• There is no obvious linkage between calculating burden of illness or wider societal impact in specific appraisals, and allocating 
different weights to different QALYs. Allowing this linkage to emerge through the work of individual appraisal committees is not the 
basis for a transparent process. 
 
• We recognise that NICE is likely to be reluctant to decree that a QALY gained in one condition is worth so much more or less than 
one gained in another. However, unless this nettle is grasped, we question whether it is possible to have a meaningful system of 
value based assessment that is also open and transparent 
 
• Weighting QALYs is both technically problematic and highly controversial. If the aim is for a fair system that is both evidence-based 
and also well-understood, we question whether this can be achieved with value-based assessment. Both the long delay in producing 
a proposal, and NICE’s proposal itself, have reinforced Allergan in this view. 

Allergan Ltd Main = 
Question 5 
-- Other = 

1. This response is submitted on behalf of Allergan Ltd, the UK affiliate of Allergan inc, a multi-specialty healthcare company focused 
on developing and commercialising innovative products for the treatment of ophthalmic, neurological and urological conditions. 
Allergan welcomes the opportunity to respond to NICE’s consultation on proposed changes to its methods of technology 
assessment, and specifically the development of so-called “value-based assessment” 
 
2. In this response, Allergan wishes to focus on one question in particular in the consultation paper: 
 
“Will the approach outlined in this document achieve the proposed objectives of improving consistency, predictability and 
transparency in the  
judgements made by our independent Appraisal Committees when they consider the clinical and cost effectiveness of health 
technologies?” 
 
3. Allergan’s short answer to this question is “no”. We believe that the proposals as set out in the consultation and in the proposed 
re-wording of the methods guide will considerably increase the uncertainty and unpredictability that surrounds the way in which 
NICE appraises medicines and other medical technologies. For manufacturers, who are required to make the case for why new 
technologies should be approved by NICE, these changes will make it more difficult to understand how the Institute’s Appraisal 
Committees will objectively and transparently weight the different data and analyses put before them. This will therefore have the 
effect of increasing the risk associated with any manufacturer’s submission. Moreover, it could have a long-term impact on the 
ability of patients in England and Wales to access new treatments, as well as being contrary to the wider goal of government policy 
(as expressed in the Innovation, Health and Wealth programme) to make the NHS more open to, and accommodating of, 
innovation.  
 
4. We recognise that it has been for several years a goal of government policy to develop a richer definition of “value” for when new 
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technologies are assessed. Although this has now been de-coupled from how medicines are initially priced, the intent lives on in the 
concept of value-based assessment, and the principle has been supported by many stakeholders, including much of the 
pharmaceutical industry.  
 
5. It is equally evident that the Department of Health originally, and more recently NICE itself, has struggled to agree how this fuller 
definition could be achieved. The fact that NICE itself has rejected the Department of Health’s proposed methodology for calculating 
wider societal benefit (now reinvented as wider societal impact) is one obvious example of this. The ambiguity around whether a 
“reference data set” of QALY losses should be used in the methodology is another.  
 
6. Against this background, the proposal to limit “value” primarily to two dimensions, burden of illness and wider societal impact, 
and to calculate both from the number of quality-adjusted life years (QALYs) lost through having a particular disease or condition, is 
obviously a compromise and one based on the use of proxies. The consultation paper asks whether these are reasonable or 
appropriate proxies. Allergan’s response to this is that they are the only ones on offer. Other ways of measuring these value 
dimensions – or including others such as innovation or unmet medical need – have either not emerged in a quantitative form 
through a very attenuated process, or have been rejected as either too complex or too tendentious, or both.  
 
7. The “QALY loss” method, while far from perfect, at least has the merit that it can be reasonably well-understood by anyone 
familiar with how health technology assessment works. It important to remember that the decisions NICE makes have a very real 
effect on patients, carers and healthcare professionals, determining whether patients can or cannot get access on the NHS to 
certain medicines or technologies. NICE owes it to those affected by its decisions to make its methods as rational and as 
understandable as possible: the consultation paper is not exactly an easy read for the lay person, but it is only necessary to look 
through the various supporting documents to understand how very much more complicated the calculations could become. 
 
8. To this extent therefore, what is proposed is relatively clear. Allergan’s concern, however, is different. While it is possible to see in 
the methodology how burden of illness and wider societal impact are supposed to be calculated in each appraisal, what is missing is 
any link between these calculations and how a technology would actually be assessed for “value” in the new system. 
 
9. As one of the associated Department of Health briefing papers states, the underlying aim here is to move away from an 
assumption that any QALY gained is as good as any other. There are various references throughout the documents to the assertion 
that “society” values some QALY gains more than others, for example where the condition is associated with a high burden of 
illness. This in itself is contentious. James Raftery of Southampton University, for example, has  
pointed out that there are “several contradictory surveys” behind the precedence given to QALY gains in “end of life” treatment and 
the EEPRU/University of York work referenced in support of the consultation paper notes that there is only “limited support for 
giving priority to treating those who were very ill”. 
 
10. If we assume though that it is right for NICE to weight some QALYs gained more than others, then it must follow that the 
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Institute needs to be prepared to be explicit about what those weightings are, how they are derived and decision criteria are given 
to the weighting. This would enable a company such as Allergan, with its significant investment in R&D and existing care provision in 
the areas of eye care and neurological and urological conditions, to understand how these conditions stand in relation to other 
areas, such as cancer, stroke or asthma.  
 
11. This is the practical knowledge we would need when preparing submissions for our products in these areas. Just as importantly, 
organisations representing the interest of patients should also know how, in NICE’s estimation, the condition or conditions with 
which they are most concerned “ranks” in the hierarchy of weighted QALYs. This approach proposes that while, at face value, all 
QALYs are considered equal, some will be recognised as more equal than others. This in itself is confusing and hard to communicate 
to those patients, carers, patient groups and physicians with a passion for gaining access to new medicines in areas of high unmet 
need.  
 
12. The insight into how exactly QALYs will be weighted is lacking in the approach proposed by NICE. Instead it is proposed that 
proportional and absolute QALY loss values (representing burden of illness and wider societal impact respectively) will be calculated 
as part of each technology appraisal, derived from the economic analysis put forward in manufacturer models and as further 
developed by the evidence review group (in an STA). It will then be up to the relevant appraisal committee “to adopt a more 
favourable approach when considering treatments for people whose conditions have a progressively higher burden of illness and 
wider societal impact” (para 37). This is likely to render the entire appraisal process as a “black box” when the need is for openness 
and transparency. 
 
13. The critical transparency issue that arises is that there is no stated frame of reference for the appraisal committees. Numerical 
values for proportional and absolute QALY loss can be established in each appraisal, but it is unclear how these would relate to the 
value and weight that is put on those QALYs. Put simply, if the QALY loss values are twice as high in an appraisal of a treatment for 
condition A than in one for condition B, will QALYs gained in condition A be treated as twice as valuable as condition B QALYs, and 
weighted as such? Compared with this issue, the question asked in the consultation paper about how burden of illness should be 
weighted relative to wider societal impact, or vice versa, seems to be of secondary importance.  
 
14. It is also implicit in this methodology, that for the system to work would require reference to a substantial body of “case law”. 
An appraisal committee could not know how to treat the burden of illness or wider societal impact figures before it unless and until 
it had seen how QALYs had been weighted in other appraisals, either for the same or for different conditions. As part of the 
consultation process, NICE has published a table of QALY shortfalls derived from earlier appraisals. This is marked “for illustrative 
purposes only” implying that no significance should be read into the ranking of conditions that emerges from this list. Yet without a 
reference point of this sort, it is impossible to see how the individual judgements reached by appraisal committees would be 
anything but a shot in the dark. Without it there can be no true transparency. 
 
15. An alternative approach, which has clearly been considered on the route to where we are now, would be to use a standard 
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reference data set such as the one based on the UK element of the WHO Global Burden of Disease project. In this dataset, there are 
over 1280 diseases (identified by ICD code) and eight age groups, each of them for men and for women. This gives a total of over 
20,000 states. For each one of these states it would be possible to ascribe, and subsequently to “look up”, associated QALY loss 
values, enabling a calculation to be made (according to the proposed methodology) for both burden of illness and wider societal 
impact associated with each state.  
 
16. As a piece of economic modelling, this may have its theoretical attractions, but it also has serious limitations. Firstly, it fails to 
account for the fact that, in the real world, people have co-morbidities so do not fit neatly into one or other disease state. 
Moreover, the values associated with any particular state are not constant, but would be expected to change over time, not least as 
new effective treatments become available so altering the burden associated with living with a condition. As a result, there would 
have to be a process for auditing and updating the values. Even without these added complexities, we do not see this approach as a 
reasonable basis for public policy . It fails the transparency test since, other than a tiny minority of academics, no one would be able 
to comprehend why the ascribed values were what they were. To go down this path would require a separate consultation around 
the values in the dataset – more than 20,000 values – which, since almost everybody would be excluded from understanding it, 
would be entirely meaningless. We assume therefore that, although the reference dataset is widely discussed in the supporting 
papers, NICE has no intention of proceeding down this route. Allergan would seek confirmation on this point. 
 
17. What is left, however, is still, in Allergan’s view, unworkable without further significant clarification as to how QALYs for 
different diseases conditions are to be weighted. This is vital not least because the judgements being made revolve around whether 
the QALY gain from using a particular treatment is larger than the gain from what would be displaced if the money spent on a new 
treatment is not spent elsewhere. In other words, this is a “zero sum game”. The baseline cost per QALY (ICER) threshold of £20,000 
reflects the value that precedent has put on this displacement calculation.  
 
18. In the new methodology, treatments for some conditions might be deemed so valuable that they can be allowed to displace up 
to £50,000 worth of other healthcare (applying the 2.5 weighting cap proposed by NICE) and still be considered acceptable. 
However, in a zero sum game, it is clear that not everything can be allowed to rise to an ICER of £50k. There must be, again as 
Professor Raftery has observed, “winners and losers”. Other than by reference to a single proffered table, which, in any case, is 
marked as being “illustrative” only, the consultation offers no insight into how this might turn out in particular cases. Allergan feels 
that the consultation could address this matter more openly. 
 
19. It is also proposed that other factors, beyond burden of illness and wider societal impact, could be taken into account by 
appraisal committees in applying a weighting to the QALY, up to a maximum of 2.5. The certainty or uncertainty surrounding the 
reference case ICER would be one such factor, as would be whether health related quality of life has been fully captured and the 
inherent innovative nature of the technology.  
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20. As a general principle, Allergan welcomes the acceptance that innovation should be specifically recognised in HTA. However, we 
note that the terms of reference given to NICE state that there should not be a “further weighting for therapeutic innovation and 
improvement”. We also understand that "innovation” as a specific factor in the weighting had previously been rejected by NICE for 
value-based pricing. Given this, and given that there is no discussion of this whatsoever in the consultation paper, or in any of the 
supporting documents, we challenge whether there is really any serious intent in value-based assessment to account for 
“innovation”. Again, this is a key question of transparency and we would seek clear guidance on how exactly innovation is to be 
evaluated as a criteria used within the 20-50k ‘value range’. The same point applies, though less strongly, for the other factors that 
appraisal committees might be expected to take into account: if they are included and therefore considered important, then there 
needs at least to be some discussion around how they might actually be quantified in an appraisal. 
 
21. The final question in the consultation paper asks about whether there are any risks that might be associated with going down 
the route proposed. For Allergan, the risk is simply stated: we do not know from this proposal how treatments for the therapy areas 
where we currently are investing heavily in R&D will be assessed relative to those for any other area. We do not know whether we 
will be a “winner” or a “loser”, and while this is a substantial risk to our commercial interests, it is all the more important for 
patients at risk of going blind, or with serious neurological or urological conditions whom our products treat. We are disappointed 
that, after so many years of consideration, a proposal has come forward that should create these new and serious risks for both 
patients and companies. 
 
22. In one of the Department of Health briefing papers it states that “the evidence did not dictate a particular weighting mechanism 
for expressing this differential valuation [ie between QALYs in different areas, according to burden of illness]”. Allergan is 
sympathetic to this view. Weighting QALYs according to the available “evidence” is both problematic technically and, more to the 
point, potentially extremely controversial. Yet, without doing so, “value-based assessment” is an empty exercise. Allergan’s view is 
that unless NICE, and the Department of Health is prepared to take this on, then value-based assessment has no point. 
Furthermore, to take this on would require a whole different consultation from the one that has been presented.  
 
[ends] 

Takeda UK Ltd Main = 
Question 5 
-- Other = 

No. 
 
The proposed approach does not specify how Appraisal Committees should combine factors listed in section 6.3.3.  
Takeda UK recommends that an explicit decision making framework document should be provided to Appraisal Committees, after 
being reviewed and agreed by stakeholders in a public consultation, to ensure consistency of approach across different Committees, 
to provide a greater degree of predictability and ensure that all relevant elements of value are considered. This is required 
particularly for those elements of value that are not directly proportional or that cannot be converted to QALYs and that needs to be 
measured using different metrics (for example, the innovative nature of the technology factor). A possible way to achieve this could 
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be to pilot a form of MCDA in a number of appraisals.  
 
A move towards an MCDA approach is attractive as it would lead to processes becoming more transparent and systematic. It would 
capture many of the benefits of directly incorporating additional factors into decision-making whilst avoiding the complexity 
problems associated with distorting cost-utility calculations. 
However, to apply such an approach it is important to bear in mind that not all factors can be measured by the QALY and other 
qualitative approaches involving use of judgements will need to be applied. 
 
The approach also needs to permit flexibility in decision making to take account of the individual circumstances of specific 
medicines. There also needs to be a greater degree of consistency within particular disease areas. 
 
TAKEDA UK recommends that appraisal documentation should include a clear and transparent description of how each factor was 
considered in Committee discussions and how the consideration of the factor contributed to the overall decision. The scoping stage 
of appraisals should be enhanced to include specific discussions on each factor and on what evidence will be available to support 
their consideration during the appraisal. 

Office of Health 
Economics 

Main = 
Question 5 
-- Other = 

In the absence of clear, quantitative information on the weights that will be assigned to each modifier, the method by which the 
weights will be combined and the data used to define the average values, the proposed approach is unlikely to improve consistency, 
predictability or transparency in the HTA process. The opportunity exists, however, to make the value-based assessment process 
explicit, as proposed in our answer to Question 4, which we consider would be highly desirable. 

ThromboGenics 
N.V. 

Main = 
Question 5 
-- Other = 

• The VBA approach is arguably nothing more than two additional disease modifiers for the Appraisal Committee to take into 
account and weight as they see fit. This could increase, rather than reduce, the unpredictability of judgements. 
 
• Transparency will be critical. Important for all stakeholders to have a full and clear understanding as to how the modifiers of BOI 
and WSI will be taken into account and to understand the basis of the calculations. At present, there is no clarity on how appraisal 
committees should apply or estimate the BOI or WSI modifiers. 

Napp 
Pharmaceuticals 
Limited 

Main = 
Question 5 
-- Other = 

Napp agrees that a transparent and consistent approach is desirable between appraisal committees and in order to achieve this a 
specific framework document would be preferable. Whilst a degree of pragmatism and flexibility is desirable in appraisals 
particularly where the disease is rare, where patient numbers are small and clinical trial data limited, consistency in dealing with 
particular diseases would be useful. We are not sure that the proposed changes in process will necessarily improve consistency, 
predictability or transparency in the consideration of clinical and cost effectiveness of medicines. 

Sanofi Pasteur MSD Main = 
Question 5 
-- Other = 

This approach certainly has the potential to improve consistency, predictability and transparency, but further clarity is required to 
achieve these objectives fully. Clarity could be improved by providing more details about the evidence and methodological 
requirements for manufacturers. In addition, the proposed changes are in danger of leading to increased uncertainty unless there is 
further transparency as to how the modifiers will be applied. Also, in the interests of transparency, a clear definition of "non-health 
objectives of the NHS" should be provided. 
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It should be made clear whether the outputs of the NICE Citizens' Council are taken into account, and if so, how. It is also unclear 
how the appeals process would work, but we are of the opinion that this should be handled fully independently. 
 
As a supplier of vaccines, the products offered by Sanofi Pasteur MSD are assessed by the JCVI. Whilst the JCVI are an independent 
body, separate from NICE, their economic assessments follow the NICE Guide to the Methods of Technology Appraisal, so any 
changes therein will indirectly apply to our products. The JCVI lacks the levels of transparency which are present in NICE, and the 
introduction of VBA to their evaluations could provide further layer of opacity. An example of this regards the recent decision 
regarding meningitis B vaccination. A quality adjustment factor (QAF) was used, which appears to be broadly analogous to the QALY 
weights proposed in the current changes to the Guide to the Methods of Technology Appraisal. In this case, a value of 3 was applied 
but it was unclear how this had been calculated, raising concerns for the evaluation of future vaccination programmes. Ensuring 
transparency and rationale for such matters is essential to ensuring there is confidence in any VBA framework and this should apply 
to all economic evaluations including those subsequently undertaken by the JCVI. 

Lilly UK Main = 
Question 5 
-- Other = 

No. Under the current proposal, there is likely to be a significant decrease in the consistency, predictability and transparency in the 
judgements made by appraisal committees. Existing concerns around these issues, which arise from closed session decision making, 
will continue.  
 
Consistency 
A lack of consistency in decision making between committees is currently a concern for Lilly and we believe that a change to the 
current system which creates more points of decision making is unlikely to reduce this.  
In their current format, the proposed changes to the methods guide lack the detail needed to ensure consistent decision making. 
Committees must have clear guidance to ensure appropriate and consistent implementation of the new changes. Such guidance 
should include a checklist to ensure each decision making input has been considered and descriptive documentation to 
transparently record the deliberation of the committee against each point.  
 
Predictability  
Similarly, in the current format the methods guide is likely to lead to unpredictable decision making by committees. This makes it 
difficult for manufacturers to make an effective, robust submission for their product. More clarity is needed on how the weights will 
be implemented and how they will impact on the cost-effectiveness threshold.  
 
Transparency  
Transparency in the judgements made by committees will always be limited by the fact that their decision making is not held in 
public and so are not observable. This will remain with the new system and transparency cannot be improved until this is changed. 
Currently, transparency is dependent on how well the decisions are communicated in the ACD and FAD. The proposed changes 
make it especially important that the ACD and FAD are fully transparent with regard to how the new weightings have been 
considered and how they influenced the draft and final guidance. 
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Again, Lilly supports the ABPI’s suggestion regarding the use of multi-criteria decision analysis (on a pilot basis) as a way to improve 
consistency, predictability and transparency across committees. 

Eisai Ltd Main = 
Question 5 
-- Other = 

There is little in the consultation about how NICE intends to achieve consistency or about how the committees will apply burden of 
illness and wider societal impact to their decision making. Appraisal documentation should include a clear and transparent 
description of how each factor was considered in Committee discussions and how the consideration of each factor contributed to 
the overall decision. 

Celgene Ltd Main = 
Question 5 
-- Other = 

No. 
 
In principle, the addition of decision factors – all other things equal – cannot improve predictability and consistency, so this question 
appears ill-framed. Instead, the question should be: “How can we incorporate a broader set of values, without unduly compromising 
consistency, predictability and transparency?” 
 
We do acknowledge the challenges associated with a more sophisticated value assessment, and feel that including additional factors 
is the right thing to do. Therefore, the MCDA approach highlighted above can be of value. Even if VBA decisions are not completely 
quantified and algorithmic, a well structured decision-making system and governance arrangements for Appraisal Committees can 
achieve satisfactory levels of predictability and consistency. 

Siemens plc 
Healthcare Sector 

Main = 
Question 5 
-- Other = 

In the areas of diagnosis and treatment in which Siemens operates, it would appear that the transparency of the technology 
appraisal process will be increased with the proposals. The very process of this optional consultation goes some way towards 
promoting transparency and opening a critical dialogue with stakeholders. In terms of the consistency, should specific weights be 
agreed by participants for each of the modifiers then this may also be improved.  
 
Models developed as frameworks need to ensure that they reflect consideration for the whole diagnosis-treatment-care continuum, 
rather than focusing on just one specific aspect. 

AstraZeneca Main = 
Question 5 
-- Other = 

AstraZeneca supports the ABPI response to this question. 

Lay Member - 
Committee C 

Main = 
Question 5 
-- Other = 

I doubt it. The current system may not be ideal but reading the documents that accompanied the main consultation one, I can see 
scope for a myriad of challenges from patient groups, and indeed the wider public, particularly in relation to Wider Societal Benefits 
e.g. gender bias reflective of paid/unpaid contributions to society as they are now as opposed to what they ought to be; the 
economic theory behind the assumption that the ability to spend more is “good” for society etc. I am also aware that in relation to 
the Burden of Illness, ICD codes are sometimes insensitive to different forms of a particular condition and that the codes are 
regularly revised. 

Lay Member - 
Committee D 

Main = 
Question 5 
-- Other = 

No, I think it is likely to move NICE further away from these objectives. 
 
I have only limited experience of one technology appraisal committee (committee D). However, in my experience so far, it has 
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become clear to me that members of the committee are uncomfortable with reaching decisions that are based on normative 
reasoning. Their focus is on ICERs. It is understandable that people find it easier to justify their decisions using formulae, clinical 
trials and numbers as evidence rather than normative reasoning, especially as most members of the committee are trained 
scientists. This is no criticism of fellow members of the committee or with the current NICE methodology. The proposed 
methodology set out in the consultation document would provide committees with far greater scope for normative judgement. I 
would welcome that in principle, but in practice I believe this would make many committee members uncomfortable with the 
decision making process, and probably inadvisable given the way that committees are constituted. I think that the 4 different 
committees and different committee members might respond very differently to this new flexibility, especially with weights of up to 
2.5. Some committee members, and some committees, may embrace this new discretion, whilst others wouldn’t , thereby 
increasing the variation in the outcomes of committees, leading to less consistency and less predictability. It would be harder to 
compare the committees to courts making decisions on the basis of precedent, especially with an ICER ratio that could vary between 
1 and 2.5. 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 
Question 5 
-- Other = 

If one does not perceive the above mentioned arguments/ critique as valid or vital one may presume that the approach will lead to 
consistent, predictable and transparent decisions that are in line with the current methods of a NICE technology appraisal. 

Individual Main = 
Question 5 
-- Other = 

Potentially. 
This will depend on how the multipliers are calculated, and how explicitly decisions to use these are explained in resulting 
documentation. 

Healthcare 
Improvement 
Scotland 

Main = 
Question 5 
-- Other = 

There are potential advantages in using a more objective, formulaic approach to achieve standardisation, particularly with several 
appraisal committees taking decisions. As noted above, using a 2.5 weighting and stating the relative values associated with each 
constituent modifier would help with consistency and transparency but at the risk of removing pragmatism and effective 
deliberative decision-making from the committees. 

All Wales 
Therapeutics and 
Toxicology Centre 

Main = 
Question 5 
-- Other = 

It is unclear whether the proposed approach will achieve these objectives. Economic models are generally not transparent. 
Moreover, the process of arriving at the most plausible ICER during appraisal committee deliberations can add to this lack of 
transparency. Adding to this modifiers based on modelled lifetime QALY adds an extra dimension of complexity which will further 
reduce face validity / external acceptance. Consistency is dependent not only on the guidance but how it is interpreted and 
conveyed to each particular circumstance, the secretariat and chairs have collective responsibility to facilitate this. 

NCC - Mental 
Health 

Main = 
Question 5 
-- Other = 

In principle, yes. However, the criteria for applying a higher weight are now 6 and not strictly defined (see my comment below), and 
without allocation of specific weights and stricter definition of criteria, I feel that the ICER will eventually by pushed upwards, as 
there will be a tendency to accept that more criteria apply to each decision problem, and to use the highest weight possible. 

Consultant in 
Public Health 

Main = 
Question 5 
-- Other = 

There is also the question of consistency and fit with the decision making and values operating across the rest of the health and 
social care landscape. Joint Strategic Needs Assessments are drivers of local NHS and Social Care spend but the Burden of Illness 
measure cuts across such local prioritisation by attributing a new set of weights to specific health conditions. In terms of providing a 
coherent account of how population health care resources are potentially committed then there are conflicting processes operating 
across the overall health system. This has always been a risk with NICE TAGs however the complexity of the new approach makes 
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this even more apparent. 

12 GM CCGs Main = 
Question 5 
-- Other = 

As discussed above the ability to make consistent judgements may be constrained unless a very clear, objective, validated set of 
values are published, peer reviewed and tested vs existing TAs (or dual Health economic analyses in a pilot phase). Without this 
openness and proof of concept, it is feared that the objective approach of NICE may be open to challenge, or worse lead to even 
more variable uptake and implementation, as the wider (non health economically qualified NHS professionals – a majority) would 
not ‘believe’ the outputs and not apply to patient care. 
 
In short the credibility of guidance may be called into question if the methods used, and conclusions reached are not 
understandable to the public and the wider NHS. 

NICE/Stockport 
NHS Foundation 
Trust 

Main = 
Question 5 
-- Other = 

As a non health economists I am unable to comment with authority on questions 1 -4 I would however, observe that as a whole the 
proposed methodology changes have the potential to reduce consistency, predictability and (in particular) transparency by making 
the TA process more complex and introducing more parameters each with their own uncertainty.  
 
As a former NHS senior manager I am aware that one of the current shortfalls of NICEs’ TA programme is its’ variable uptake in the 
NHS. Increasing the complexity of a methodology that still principally focuses upon cost and effectiveness and does consider wider 
aspects of HTA in the same depth may potentially exacerbate this problem. 

Genetic Alliance UK Main = 
Question 5 
-- Other = 

Genetic Alliance UK welcomes NICE’s objective to ensure its VBA proposals improve the consistency, predictability and transparency 
of its appraisals, while enabling a broader range of factors to be considered. We are concerned though that by developing a VBA 
proposal based on numbers, weights and caps, NICE have proposed a theoretically simple process but not a transparent or equitable 
one.  
 
Simple systems can be poorly equipped to deal with the complexities that inevitably arise during a technology appraisal. Genetic 
Alliance UK believes that the objectives of improving consistency, predictability and transparency are best achieved by ensuring 
good communication between NICE, patient communities and the wider public. This should be ongoing throughout an appraisal and 
provide information on what factors and types of evidence the Appraisal Committee will consider, how this information should be 
provided in an evidence submission, and feedback from the Committee to stakeholders on how information was used to inform and 
shape the Committee’s decisions. 

Multiple Sclerosis 
Trust 

Main = 
Question 5 
-- Other = 

No. 
 
As set out, the framework appears to give Appraisal Committees the discretion to make decisions in relation to treatments or 
technologies with an ICER of between £20,000 - £50,000 per QALY range. This appears to offer the possibility of large variations 
made within each Appraisal Committee depending on how the proposed modifiers are applied. As discussed above, without more 
information on the model, it’s difficult to see how the proposed modifiers will be applied. 
 
To ensure greater consistency, predictability and transparency in the judgements made by independent Appraisal Committees may 
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require explicit guidance on how the methodology is applied and the weighting given to the different criteria. 
 
The MS Trust is particularly concerned about how the proposals in paragraphs 23 and 24 for calculating burden of illness for a 
specific patient population and a specific technology:  
“Within diseases, there will be different levels of burden and it is important to capture this. In an actual technology appraisal, it will 
be necessary to focus on the burden of illness for the specific patient population for the drug or other product being appraised” 
Who will be responsible for capturing these different levels of burden, how will they be calculated? 
How will methods of capturing this information differ between single technology appraisals and multi-technology appraisals?  
We would like some detail on how transparent the modelling methods within different types of appraisal will be, how these will 
operate and whether and how they may be open to challenge. 

Specialised 
Healthcare Alliance 
(SHCA) 

Main = 
Question 5 
-- Other = 

The proposed framework leaves a high degree of discretion to Appraisal Committees in relation to the assessment of treatments or 
technologies with an ICER within the £20,000 and £50,000 per QALY range. Depending on how the proposed modifiers are applied, 
this can lead to large variations in the judgments made within each Appraisal Committee.  
 
To maximise consistency and predictability during implementation, the Alliance would recommend the introduction of explicit 
guidance to inform the approach taken by each Appraisal Committee. As suggested above, this would need to follow the production 
of clearer details on the weighting to be given to different criteria within the methodology. 

Rarer Cancers 
Foundation 

Main = 
Question 5 
-- Other = 

No. The proposals, as set out, introduce a greater element of discretion, notably in the interpretation of burden of illness and wider 
societal impact. Given the differences in approach that currently occur between committees, it is likely that inconsistencies will be 
exacerbated. 
 
Concerns have been raised by a range of stakeholders about the quality and consistency of the Evidence Review Groups (ERGs) used 
by NICE as part of appraisals. We are concerned that the VBA consultation offers no proposals as to how quality and consistency will 
be assessed or indeed improved. We would urge NICE to apply the same rigour to evaluating the effectiveness of the ERGs whose 
work forms such an important part of the process as it does to the treatments that are the subject of appraisal. 
 
In relation to the work of appraisal committees themselves, we are aware of variation as to the extent to which patients and other 
experts by experience feel that their evidence informs decision-making. We recognise that incorporating qualitative feedback into 
what is a largely quantitative process can be challenging. However, many charities that we are in contact with have diminishing 
confidence that their voice will be heard as part of the NICE process. It is also true that charities who are frequent participants in 
appraisals feel that the way in which their evidence is interpreted varies. 
 
Given the new focus on burden of illness and wider societal impact, it is imperative that the voice of experts by experience is 
strengthened. There are a range of ways in which this could be achieved, including: 
 
• Giving greater support to charities and others who are participating in the NICE process, maximising the impact of their evidence 
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through a framework of support akin to legal aid 
• Introducing a dedicated qualitative phase to appraisals where the Committee is encouraged to set aside its focus on the data and 
instead listen to the feedback. It is notable that the SMC is introducing a similar approach to this through its PACE process, which is 
intended to, “determine the need for the medicine, its clinical benefits, optimal place in therapy and the patient perspective.” (8)  
 
It is notable that the perspective of health economists has dominated the debate on the development of the VBA proposals. Now is 
the time to redress that balance. 
 
(8) Scottish Medicines Consortium, Assessment of medicines for end of life care and very rare conditions (orphan and ultra-orphan 
medicines) in Scotland: Report for the Cabinet Secretary for Health and Wellbeing, December 2013, paragraph 4.3 

Target Ovarian 
Cancer 

Main = 
Question 5 
-- Other = 

No. It is not clear from the consultation document how the modifiers will be applied by the Appraisal Committees. There is 
therefore considerable scope for, and risk of, inconsistency and lack of predictability in the system. 
 
Target Ovarian Cancer strongly advocates for a greater role for patients and patient organisations, as well as clinicians with relevant 
expertise, on the Appraisal Committees. We believe that this will improve the consistency of decision-making and, crucially, improve 
the quality of decision-making. 

Meningitis 
Research 
Foundation 

Main = 
Question 5 
-- Other = 

It is hard to answer this because in its current form it does not provide sufficient detail on how the revised methods will actually be 
operationalised . 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
Question 5 
-- Other = 

No. 
 
We have a number of concerns about how the four appraisal committees will use this new system when considering the clinical and 
cost effectiveness of health technologies. Our concerns are outlined below alongside suggestions on how NICE can make its new 
process more consistent, predictable and transparent.  
 
a) Guidance  
• Clear guidance must be put in place so that the appraisal committees implement VBA in a uniform manner. In particular, guidance 
on the use of the modifiers will be needed to help committees make sense of the calculations and make consistent judgements.  
• A decision making framework should be developed so that NICE committees and clinical/patient experts are clear about how 
decisions are made. There should also be clear guidance on how to challenge committees when it appears that inconsistent decision 
making has taken place. 
 
b) Clear communication  
• Patient groups will need clear instructions about the information they will be expected to provide to the appraisal committee 
under the new system. They will also want to know how the committee will use their information and - after the appraisal - how it 



Responses to TA Methods Addendum Public Consultation         155 of 318 

Name & Org Sections Comments 
influenced the decision making process. Good communication will be extremely important.  
• We appreciate that it will be up to the clinical and patient experts attending appraisal meetings to help the committee understand 
the BoI and WSI. This will be complicated to describe using QALY calculations and we believe that NICE's Patient and Public 
Involvement Programme could play a role in helping patients/patient groups calculate and illustrate these modfiers for the groups 
they represent. 

Pancreatic Cancer 
UK 

Main = 
Question 5 
-- Other = 

No. 
 
Not least because it is currently unclear how the proposals, or the scores generated from the proposals, would be dealt with by a 
committee.  
 
More generally, whilst we support the aim of greater transparency and consistency, we are concerned that the system needs to 
retain flexibility. As explained above, we feel that the quality of life definition, as part of wider societal impact, is already too narrow 
and misses out key factors that are of great importance to patients and their carers. We also need that flexibility when it comes to 
End of Life drugs. We must not sacrifice flexibility for the goals of consistency and predictability, which could perhaps be resolved by 
periodically rotating members between committees or some other simple practical measure. 
 
To give greater weight to non-health economic measures of societal impact/quality of life, the SMC’s approach of Patient And 
Clinician Engagement (PACE) would give the opportunity for a greater amount of input from patients and carers.  
 
The issue of transparency is one for NICE whatever the system that is in place and clear, detailed reasons for decisions – whether 
approval or refusal – will help lead to the desired predictability and consistency in any case. 

Breast Cancer Care Main = 
Question 5 
-- Other = 

This consultation is open to patients and patient organisations yet the consultation document and methods described are not 
accessible for a layperson without any background in health economics. Examples of how these proposed methods would have 
impacted on previous appraisal decisions would have been helpful.  
 
We are concerned that breast cancer patients will not have trust and confidence in such an opaque methodology that cannot be 
easily communicated in a clear manner. We believe this will amplify distrust of the system already felt by breast cancer patients. We 
welcome the inclusion of a patient group meeting in NICE’s ‘Stakeholder engagement’ sessions around value based assessment, but 
it is regrettable that NICE did not include a patient meeting, promoted and accessible to patients not involved in patient 
organisations.  
 
As we described above, we believe that NICE needs to make sure adequate weight is given to and formal processes are put in place 
for meaningful patient engagement in technology appraisals. It is not clear from the proposals that this will happen. Giving patients 
a more significant voice (equal to that of health economists, health care professionals and drug manufacturers) could help restore 
public confidence in NICE decisions. It could also mean that important measures, such as quality of life, are more accurately 
captured within the decision-making process. 
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Prostate Cancer UK Main = 

Question 5 
-- Other = 

No.  
 
These aims are best addressed by good communication between NICE and the patient community/wider public before and after an 
appraisal on what factors and types of evidence will be considered, how these should be provided in an evidence submission and 
how this information directly informed and shaped the Appraisal Committee’s decisions. Reducing the inherently complex nature of 
burden of illness and wider societal impact down to numbers and calculations makes for a simpler process but not a more 
transparent one. 

Patients Involved in 
NICE (PIN) 

Main = 
Question 5 
-- Other = 

No.  
 
These aims are best addressed by good communication between NICE and the patient community/wider public before and after an 
appraisal on what factors and types of evidence will be considered, how these should be provided in an evidence submission and 
how this information directly informed and shaped the Appraisal Committee’s decisions. Reducing the inherently complex nature of 
burden of illness and wider societal impact down to numbers and calculations makes for a simpler process but not a more 
transparent one.  
 
NICE will need to produce in conjunction with relevant stakeholders a clear and precise guidance document for the new assessment 
process, to ensure this is implemented in a uniform, transparent way. This also will enable patients and their representative bodies 
understand how the committees have reached their conclusion, how our evidence will be counted and help us to know if there are 
grounds to appeal decisions. 

CLL Support 
Association 

Main = 
Question 5 
-- Other = 

The proposals do not explain how these measures are to be implemented. There is therefore no evidence given to show that a value 
based approach would improve access to treatments for patients. 
 
It is also not clear how the current 'end of life' assessment is adequately covered by the new measures. In fact the Wider Societal 
Impact measure could negatively impact on this assessment. 

National 
Rheumatoid 
Arthritis Society 

Main = 
Question 5 
-- Other = 

No.  
 
There is still too much detail that needs to be resolved concerning the workings of the new methodology. In order to improve our 
level of confidence in the consistency, predictability and transparency of the judgments further communication is required between 
NICE and patient organisations and the public to identify and agree the factors and types of credible evidence that may be 
considered as part of the appraisal process. 
 
We would recommend that NICE produces a guidance document for the new assessment process, to help guide the decisions of the 
Appraisal Committees. This document should be publicly consulted on. As noted by Patients Involved in NICE, such a document 
would enable patients and their patient organisations to understand how the committees have reached their conclusion, how 
evidence will be counted and identify whether there are any valid grounds to appeal decisions. 
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Cancer52 Main = 

Question 5 
-- Other = 

No. We have previously asked NICE to ‘road test’ their approach with patients in our briefing paper on VBA available here: 
http://www.cancer52.org.uk/wp-content/uploads/2009/10/Cancer52-VBA-NICE-Do-It-Their-Way.pdf.  
 
Comments from Andrew Dillon in the 17th February 2014 interview in the Times suggest that there is internal work at NICE that 
does just this. We wrote to Andrew Dillon to ask for more details on the 26th February 2014. Andrew has not replied to us to date. 
If, as we believe, this work has been undertaken, we urge NICE to demonstrate its commitment to transparency and publish it. This 
would, of course, be on an illustrative only basis.  
 
If we have misinterpreted Andrew’s comments and this work has not been completed, an alternative, given the pressing timelines, 
would be to confer, as with the Process & Methods of the Highly Specialised Technologies Programme, interim status on the revised 
TA Methods and Process Guides for either some fixed timeline, or number of appraisals, prior to a consultation and review exercise 
being undertaken.  
 
On transparency, we, as do the Cancer Campaigning Group (CCG), ask that NICE makes it clear how Appraisal Committees have 
drawn on evidence of Burden of Illness and Wider Societal Impact in future decisions. For example, by adding additional rows to the 
table used to summarise the Appraisal Committees’ key conclusions. 

Motor Neurone 
Disease Association 

Main = 
Question 5 
-- Other = 

We feel this approach will probably make little overall difference unless it is implemented with the strict conditions about which we 
express concern above, in which case it will have a negative impact. If implemented this way, it is likely to lead to more consistency 
only in as much as more drugs will be excluded from funding. 

Myeloma UK Main = 
Question 5 
-- Other = 

It is not clear how this approach would improve consistency, predictability and transparency in judgements. This would benefit from 
more detail on how the principles of burden of illness and wider societal impact are going to be taken into account. 
 
As mentioned previously, it is crucial that when the results of the consultation are taken forward the instructions sent to the NICE 
appraisal committees are clear to ensure that they take them into account in a consistent way. 

The Haemophilia 
Society 

Main = 
Question 5 
-- Other = 

This is still a very new approach with little proof of how this concept works particularly due to the data limitations and challenges in 
implementation. We would advocate looking at other countries where this concept has been tried to see the challenges and 
outcomes they report before making a decision on using this approach. 

Beating Bowel 
Cancer 

Main = 
Question 5 
-- Other = 

No. At present it is not clear how the modifiers will be applied by committees. Although we would oppose any guidance which 
effectively reduced still further the flexibility available in appraising treatments for advanced cancer, we would welcome further 
clarity to support consistency in decision-making, providing that NICE publishes a full impact assessment providing reassurance that 
the measures will improve access to treatments. 
 
In addition, we believe that the consistency and quality of decision-making could be improved by enhancing the way in which 
patients and carers are involved in the appraisal process. We set out further detail on how this could be achieved in our comments 
on paragraph 37. 
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Bowel Cancer UK Main = 

Question 5 
-- Other = 

No. It is not clear as to whether the approach outlined will achieve consistency, as it appears that the decision--making committee 
will have significant discretion over which modifiers to include. Whilst we understand that independent Appraisal Committees are 
independent, we believe that further guidance should be provided to instil confidence in a consistent, predictable and transparent 
approach. 

Cystic Fibrosis Trust Main = 
Question 5 
-- Other = 

No. The document does not contain sufficient detail to provide explicit guidance to inform the approach taken by Appraisal 
Committees. 
 
In the absence of this guidance, specifically in relation to the weighting of modifiers, there is significant risk of large variations in the 
approaches being taken by Appraisal Committees. 

The MS Society Main = 
Question 5 
-- Other = 

While the changes suggested above may lead to more predictable decisions from the technology appraisal committees, this does 
not mean that the decisions made will best represent the needs of different patient populations or be more transparent.  
 
The new process of calculating both burden of illness and wider societal impact relies heavily on QALY data. However, we do not 
believe that the process of calculating QALYs is transparent or easily understandable. The calculation of QALYs is a very complex 
process and is not easily accessible to people who lack expertise in health economics. Burden of illness and wider societal impact are 
also very complex ideas, which will not be made any more easily understandable by simply publishing the QALYs which have been 
calculated to represent these two modifiers.  
 
Consistency, predictability and transparency would be more easily achieved through communication between NICE and patient 
groups and the public. This should take place before and after technology appraisals are conducted and should include information 
about the types of evidence that will be considered in technology appraisals, how these should be provided in an evidence 
submission and how this information directly informed and shaped the Appraisal Committee’s decision. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
Question 5 
-- Other = 

We do not see how the approach greatly improves consistency. Much more though is needed about the concepts of applying 
WSB/BOE to these appraisals. 

Cancer 
Campaigning 
Group (CCG) 

Main = 
Question 5 
-- Other = 

No, the CCG is unclear whether the new process would lead to consistency in decision making, as much of the decision making 
about which modifiers to include, and how, are still subject to the discretion of each individual committee. To promote predictability 
alongside flexibility, the CCG urges NICE to provide clear guidance to appraisal committees when considering clinical and cost 
effectiveness. 
 
A survey of members conducted by the CCG last year demonstrated that some were uncertain about how the comments patient 
groups provide are incorporated when current assessments are undertaken. This is no clearer in the proposed new system and the 
CCG would like to see greater clarification of this provided in the final proposals. 
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We would strongly advocate for appraisal committees having more input from patients, patient groups and clinicians who are 
experts in the particular disease area, rather than relying so heavily on the interpretations of health economists. We believe that 
appraisal committees can only make high quality decisions with this expert input and that it should be equally weighted alongside 
the health economic evidence. This will require patients and lay members of committees to be adequately supported to have an 
equal voice alongside health economists. 

Breakthrough 
Breast Cancer 

Main = 
Question 5 
-- Other = 

No. It is difficult to see how the proposals will achieve consistency, predictability and transparency when there is no indication of 
how the additional modifiers will be applied to technology appraisals. NICE processes should be so transparent and predictable that 
when an appraisal begins, all stakeholders are confident about what the outcome of the appraisal will be. There is nothing in this 
consultation document that suggests that this will be the case for technology appraisals under value based assessment. It appears 
that the application of the ‘burden of illness’ and ‘wider societal benefit’ modifiers will be at the discretion of the individual 
committee assessing a technology. Without very clear guidance to committees about how to apply each of these modifiers, we are 
at risk of a situation where the chances of a technology being approved depend purely on the committee that is assigned to each 
appraisal, which is clearly unacceptable. It should be completely clear to pharmaceutical companies what they need to provide to 
meet NICE’s requirements on both burden of illness and wider societal benefits as well as demonstrating clinical and cost 
effectiveness. 

The Patients 
Association 

Main = 
Question 5 
-- Other = 

We do believe that a clear understanding of the value based assessment approach and its consistent implementation would be key 
in ensuring that benefits of such an approach are indeed received by the patients. We already know of wide variation in how 
decisions about treatments are made in the NHS resulting in postcode lottery. The framework to implement this approach must be 
clear and transparent. In addition there should be clear mechanisms to allow patients and their relatives to raise concerns through 
complaints if they feel discriminated. NHS trusts must make it easier for patients to complain if they wish to do so. We have 
considerable evidence that patients do not always feel able to raise their concerns particularly regarding clinical decisions. 

British Society for 
Rheumatology 

Main = 
Question 5 
-- Other = 

The BSR hopes that these proposals will improve the consistency, predictability and transparency of judgments made by NICE 
Appraisal Committees. As part of this, it would be useful for NICE to publish an example of how the adoption of these proposals 
would affect an appraisal in practice, outlining the differences that weightings and modifiers would make to a committee’s 
recommendations. 

European 
Haemophilia 
Consortium 

Main = 
Question 5 
-- Other = 

It is a significant improvement on what was originally proposed. However, it is still extremely limited because there is very little 
proof behind the concepts and implementation is difficult due to the limitations of the data. A current and concrete example of this 
can be seen in the Netherlands, for example, where they had been using proportional QALY’s for a while but are not doing so now 
due to such issues with implementation. 

Royal College of 
Physicians (RCP) 

Main = 
Question 5 
-- Other = 

We believe that the lack of an explicit weighting system for proportional and absolute QALY shortfall would inevitably make 
decision-making less consistent, less predictable and less transparent, despite the best efforts of all involved to mitigate this. 
 
The additional modifiers proposed obviously introduce additional complexity. Any additional complexity poses the risk of reducing 
consistency and transparency, and so we would generally wish to avoid additional complexity unless this is due to a compelling 
improvement in outcome. For the reasons given above we do not believe this is the case.  
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The current proposals leave open whether and how burden of illness and wider societal impact should be weighted. Therefore, for a 
treatment in a population that has a greater than average burden of illness, one committee might apply a £22,000/QALY threshold 
and another committee a £50,000/QALY threshold, with the consequence that a treatment might be rejected if sent to one 
committee but accepted if sent to another. This lack of transparency is likely to lead to appeals and legal challenges, which would be 
damaging to NICE’s reputation. 
 
The introduction of burden of illness weighting to prioritise health care means labelling some people as having a great enough 
burden for treatment and others as not (independent of the size of the health gain from the treatment). Inevitably this will be 
controversial and NICE can expect patient groups and manufacturers to frequently challenge decisions, including those made in the 
past. 

British Medical 
Association 

Main = 
Question 5 
-- Other = 

While the proposals may well improve consistency and transparency, we are unconvinced that it will not create new problems as 
people who society value may not be funded. 

Royal 
Pharmaceutical 
Society 

Main = 
Question 5 
-- Other = 

Appraisal Committees will need guidance about how to apply the new measures of burden of illness and wider societal impact and 
manufacturers will need to know how their products will be judged. Any system of appraisal used by NICE needs to be applied fairly 
and equitably by all the four TA committees. 
 
There is insufficient information about how the new measures will be applied to judge whether the proposals will improve 
consistency, predictability and transparency. 

Royal College of 
Paediatrics and 
Child Health 

Main = 
Question 5 
-- Other = 

Probably improve transparency - the complexity of making the decisions may not improve consistence and so predictability until the 
rules have ‘bedded in’. 

Royal College of 
Nursing 

Main = 
Question 5 
-- Other = 

The implementation of absolute shortfalls for QALYS will make QALYS more similar to disability adjusted life years (DALYS) used by 
the World Bank.  
 
The proportional QALY shortfall method gives very high weights to individuals who are near the end of life. From a cost 
effectiveness point of view, it may be important to consider the opportunity cost of interventions that are displaced as a result. 

UK Faculty of Public 
Health 

Main = 
Question 5 
-- Other = 

The approach may help somewhat if it is giving more specific guidance and detail to judgments that are already being made by NICE 
committees. However, given the uncertainties and complexities it has the feeling of being an “only in research” approach. 

The British In Vitro 
Diagnostics 
Association 

Main = 
Question 5 
-- Other = 

BIVDA acknowledges that NICE are trying to extend the methods for assessing health technologies by the inclusion of the ‘burden of 
illness’ and ‘wider societal benefit’ as part of NICE calculations and methods for technology appraisals. However, the current 
proposal does not seem to address significant issues with valuing IVDs such as fully capturing the value of diagnostic test 
information to patients, carers and health care professionals and dealing with uncertainties in estimating QALYs or ICERs for IVDs. 
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The proposal is therefore unlikely to improve consistency, predictability and transparency of IVD assessments. 

European Society 
for Medical 
Oncology 

Main = 
Question 5 
-- Other = 

In general, the approach outlined in this document might achieve the proposed objectives of improving consistency, predictability 
and transparency in the judgements made by independent Appraisal Committees when they consider the clinical and cost-
effectiveness of health technologies. The concept of burden of illness is related to the benefit for the single individual, that the more 
a new treatment is effective, the more the burden of illness is reduced, the longer is the patient survival and the better his quality of 
life ( QoL). 
 
The concept of wider societal impact is the real evolutionary step of the process. It implies that a new treatment that has the added 
value to improve the health status of the individual that received it should be to such an extent that the individual is able to engage 
with society and contribute to societal benefit. The whole process makes sense, ideally. 
A new treatment is effective in that it makes patients live longer and better (it affects the burden of illness) to such an extent that 
patients are able to work again, take care of themselves, take care of their families, etc. 
 
GENERAL CONSIDERATIONS: 
 
The major impact could be foreseen in a better definition of the value of a new treatment, particularly when the value claimed by 
industry is high:and a high cost is “justified” if there is revenue both for individuals (patients) and the entire community (society). 
 
Concern: This is an additional step for the industry who is the major, and often the only, investor in R&D in the EU. Will this 
additional demand of value demonstration refrain the industry from developing drugs in certain areas? 
 
SPECIFIC ISSUES 
-The concepts of burden of illness (BoI) and wider societal impact (WSI) are intended to replace “the life extending treatment at the 
end of life criteria”; 
- End of life is meant to apply to serious diseases with life expectancy less than 24 months. 
 
Concern:  
Will BoI and WSI be applied to drugs/new treatments developed for early cancer disease (neo-and adjuvant settings)? 
Will BoI and WSI be extended also to cancer types with an expected survival longer than 24 months? 
If BoI and WSI will be applied to real end of life settings where usually a small incremental gain in survival is reported +/- associated 
with no deterioration of QoL, will this discourage Industry from developing drugs for this setting?  
These are important questions that need to be addressed before taking this new approach further. 

Cancer Research 
UK 

Main = 
Question 5 
-- Other = 

No. As discussed, the modifiers are by definition used at the Committee’s discretion and the consultation document has not 
outlined how these would be employed in a technology appraisal. Some level of flexibility in the NICE process is welcome, but more 
information about how flexible decision making works in practice is needed to aid consistency, predictability and transparency. 
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The QALY shortfall approach is likely to make the technology appraisal process less transparent. Absolute and proportional shortfall 
can both be given a clear numerical measure; however if arbitrary decisions are made about the level of tolerance Committees will 
accept then it will be more difficult for external organisations and individuals to understand the process. 
 
The current modifiers can sometimes involve levels of uncertainty – there may be debate around levels of innovation represented 
by a new technology, for example. But the new modifiers can be one of many numbers, so it is particularly important to understand 
how these number ranges impact on outcomes of NICE appraisals. This is extremely important to achieving reasonable levels of 
predictability in appraisals. 

Department of 
Health 

Main = 
Question 5 
-- Other = 

As reflected in the responses above, while the Department welcomes the careful thought and consideration that has gone into the 
preparation of the proposals in the document, and supports some aspects of these proposals, there are concerns that, as they 
stand, this would not meet the proposed objectives to a sufficient extent. In particular, without a clear framework to guide Appraisal 
Committees on how weightings are to be attributed to burden of illness, wider societal benefits / impacts (if included) and, where 
relevant, end of life flexibilities, it is difficult to see how improved consistency, predictability and transparency could be achieved. In 
the absence of a more systematic approach, the further complexity introduced by the inclusion of BoI and possibly WSBs/WSIs, and 
the absence of an explicit framework by which they are to be reflected in decisions, could even have the opposite effect, and lead to 
a perception that the work of Appraisal Committees was to become more opaque, which would clearly be an undesirable outcome.  
 
The Department is also concerned that the proposals set out in the consultation document only appear to envisage BoI and WSIs 
being taken into account where their value is greater than that associated with displaced treatments. Clearly, it is possible that the 
value of BoI and / or WSIs associated with a new technology may be lower than that from typical displaced treatments, but there 
does not appear to be any explicit provision in the proposed approach to take account of this.  
 
The ToR explicitly require that the methods for value assessment adopt the same benefit perspective for all technologies falling 
within their scope, and for displaced treatments. That is, the value of a new treatment should be considered net of the value of 
what is displaced, and the valuation methodology should be applied consistently across treatments, including where the net value 
impact in respect of a modifier may be negative. This is important because failure to apply a consistent methodology across new 
and displaced treatments implies a systematic error in the approach, likely to lead to existing treatments being under-valued, such 
that newer treatments are more likely to be funded at the expense of other interventions, even where this would lead to poorer 
health outcomes for patients overall.  
 
It may be the case that, because of the specific characteristics of the majority of technologies considered by NICE (e.g. tendency to 
focus in clinical areas of high unmet need) that the net BoI and WSBs/WSIs are, on average, likely to be greater than those from 
displaced treatments. So, in practice, there might be few appraisals where the net impact of BoI and (if included) WSBs/WSIs would 
lead to a lower valuation than if their impact was disregarded. However, there may be cases in which an Appraisal Committee is of 
the view that a treatment should not be recommended, and a lower than average value when BoI and WSBs/WSIs are taken into 
account could form a valid part of that assessment. One option to address this might be for NICE to routinely provide to Appraisal 
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Committees information setting out the value of BoI and (if included) WSBs/WSIs and health impacts for both the technology being 
appraised and displaced treatments, for consideration as part of the appraisal process – as proposed in the response to question 4 
above. Setting out this information explicitly and routinely across all appraisal processes could have the added benefit of providing 
context for all interested parties about the range and scale of these effects, and could potentially help to promote greater 
consistency in the way these factors are considered. 

Department of 
Health, Social 
Services and Public 
Services, Northern 
Ireland 

Main = 
Question 5 
-- Other = 

The additional complexity does not aid transparency 

Public Health 
England 

Main = 
Question 5 
-- Other = 

The approach may help somewhat if it is giving more specific guidance and detail to judgments that are already being made by NICE 
committees.  However, given the uncertainties and complexities it has the feeling of being an “only in research” approach. 
There is the question of consistency and fit with the decision making and values operating across the rest of the health and social 
care landscape. Joint Strategic Needs Assessments are drivers of local NHS and Social Care spend but the Burden of Illness measure 
cuts across such local prioritisation by attributing a new set of weights to specific health conditions. In terms of providing a coherent 
account of how population health care resources are potentially committed then there are conflicting processes operating across 
the overall health system. This has always been a risk with NICE TAGs however the complexity of the new approach makes this even 
more apparent. 

Centre for Health 
Economics, 
University of York 

Main = 
Question 5 
-- Other = 

See response to question 6. 

London School of 
Economics and 
Political Science 

Main = 
Question 6 
-- Other = 

Risks and challenges. One of the unwanted effects of the proposed VBA approach would be the potential criticism and the resulting 
loss of credibility. Another potential risk that could arise is the signaling of perverse incentives to innovators. By favoring the 
investment in technologies for the treatment of orphan indications and advanced diseases, the funding of R&D for other less severe 
conditions but with possibly significant unmet need would be overlooked. These limitations are mainly a consequence of the 
suggested application of modifiers that currently appears incomplete a-theoretical, in addition to the absence of a broad definition 
of value for the context of VBA. They could be limited through the design of a more accurate weight elicitation process that results 
into specific weights and the explicit incorporation of additional value criteria. 

University of Leeds Main = 
Question 6 
-- Other = 

There is a risk of double counting of benefits and the resourcing cost-ineffective treatments for severe disease over cost-effective 
ones for milder disease.  
Wherever possible, move the estimation of costs and benefits to the economists who will also lead in the development and testing 
of methods in the area. 
Wherever possible, weights should not be arbitrary but based on research capturing the preferences of society 

The Institute of 
Cancer Research, 

Main = 
Question 6 

We believe there is a substantial risk of unintended consequences in introducing a complex system such as the one outlined. It will 
be important to model the effects of the proposed system in a full range of different scenarios, and to understand and debate the 
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London -- Other = consequences. We are particularly concerned about the potential for the new system to dilute out the current criteria on end of life 

and innovation.  
 
The end of life criteria have been important in ensuring many valuable and innovative new cancer drugs have become available on 
the NHS. The criteria have also acted as a gateway to wider use of some of these drugs, with initial approval for end of life being 
later broadened to patients at an earlier stage in their illness. Where this happens, more patients benefit than under the initial 
approval, and the benefit patients receive is often greater than when treated at the end of life. Approval through end of life criteria 
has also been critical in building up a bank of cancer drugs that can be used in combination with each other, in order to tackle the 
biggest challenge in treatment of the disease, which is the development of drug resistance. 
 
NICE also currently takes into account whether a drug is particularly innovative, and can apply a weighting of up to 1.5 in their 
evaluation. The most innovative cancer drugs are those with new mechanisms of action. This sort of innovation in drug discovery is 
essential to make big breakthroughs, rather than simply produce variations on what we already have. The pharmaceutical industry 
is particularly risk adverse at the moment, and schemes to incentivise innovation and risk taking are vital if we want to get 
breakthrough treatments on the market for patients. Anything that decreases the value of innovation in NICE appraisals and reduces 
incentives for drug companies in developing innovative (and therefore riskier) drugs would be damaging to the prospect of creating 
new treatments for patients. 
The ICR believes there is a risk that the proposed new system for drug assessments could mean that fewer innovative new drugs are 
approved for diseases such as cancer, and that there are fewer incentives for the pharmaceutical industry to invest in the 
development of such treatments. This would have a signficant impact on patients with cancer, particularly those at the end of their 
lives. We are also concerned that any reduction in approvals for cancer drugs could deprive the NHS of the repetoire of targeted 
therapies with a variety of mechanisms of action that it needs in order that cancer patients can in future receive effective 
combination treatment. 

Southampton 
Health 
Technologies 
Assessments 
Centre (SHTAC) 

Main = 
Question 6 
-- Other = 

We are concerned that the new proposal would offers the opportunity for sponsor organisations to target their submissions toward 
an acceptable threshold of £50,000 per QALY gained. The lack of specific guidance on how the proposed weightings will be used 
(what weights should be considered and at what stage in the decision making process) mean that the new processes not only risk 
the potential of positive recommendations for interventions that should not be adopted, but also significant increases in the time 
taken for committees to consider evidence and develop recommendations. 
 
There is a risk that evidence review groups may need to spend much additional time critiquing submissions targeting additional 
weighting for BOI or WSI which may detract from their ability to fully interrogate the main submission and sponsors cost 
effectiveness model. This may have an impact on independent group’s ability to support the work of NICE appraisal committees, 
without additional time to review sponsor submissions. 

Applied 
Quantitative 
Methods Network, 

Main = 
Question 6 
-- Other = 

It represents another series of steps away from the principles and methodological approaches that NICE is associated with. It risks 
making the NHS less ‘efficient’ if conceived of as a QALY-producing industry. It risks making an already complex process even more 
so.  
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University of 
Glasgow 

The risks can be mitigated by making no more changes than are necessary to satisfy the new remit. 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
Question 6 
-- Other = 

Yes.  
The Appraisal Committees will recommend the introduction of new technologies that transfer funds from other NHS services, 
displacing QALYs, and hence result in the inefficient use of the NHS budget. 
We believe the existing Methods Guide for Technology Appraisal and a cost per QALY threshold of £20,000 to 30,000 per QALY 
should remain. One possible proposal for change would be to make the use of the criteria that Appraisal Committees more explicit 
by the objective use of a multi-criteria decision analytic approach. 

University of 
Sheffield 

Main = 
Question 6 
-- Other = 

The risk is that there is inconsistency across committees if criteria are not clearly defined. Also there may be a net societal health 
loss if there are a significant number of diseases in which both burden of illness and wider societal impact are deemed to be high. 
This could be mitigated by a stricter application of £20,000 per QALY being the default threshold. 

Universities of 
York, Alberta, 
Leeds and Trinity 
College Dublin 

Main = 
Question 6 
-- Other = 

NICE has stated in its methods guidance for many years that it assumes the NHS budget to be fixed, so that a decision to 
recommend a new technology imposes an opportunity cost by displacing existing services. However, because disinvestment 
decisions are taken by local decision makers, NICE does not know which specific services will be displaced. When NICE recommends 
a technology that on the basis of a special consideration it is reasonable to expect that some of the patients who bear the 
opportunity cost will have the ‘special consideration’. For example if a technology is approved on the grounds of the end of life 
premium, the evidence that the majority of health care consumption takes place within the last two years of life means patients 
who meet the end of life criteria are more rather than less likely to bear the opportunity cost of the treatment. The same evidence 
indicates that patients who bear the opportunity cost are more likely than not to be facing a high proportional QALY loss. 
Presumably, it is this understanding that underpins the Department of Health’s direction to ensure the application of a consistent 
valuation framework to the beneficiaries and the displaced treatments.  
The failure of the proposed framework to meet this requirement means that health will be arbitrarily re-allocated from the 
unidentified patients who bear the opportunity cost to those identified patients fortunate enough to be the target of technologies 
being appraised thereby reducing the value of the population health produced by the expenditure of the NHS budget. 
A careful consideration of the nature of the relationship between the presence of special value considerations in the beneficiaries 
and those who bear the opportunity costs provides the following observations: 
• the greater the weight placed on the health of those provided special consideration, and the greater the proportion of such 
patients among those bearing the opportunity cost of NICE’s recommendations, the lower the threshold NICE should use in its 
appraisal of technologies which do not benefit such patients.  
• Where multiple avenues exist for assigning special consideration (as under NICE’s recently proposed amendments), if the 
beneficiaries of treatment are subject to some special consideration and the bearers of the opportunity cost are subject to greater 
special consideration, the appropriate threshold would be lower than the shadow price of the budget (even though the health of 
some beneficiaries would be assigned greater value).  
• Where the beneficiaries of treatment are assigned greater special consideration than the bearers of the opportunity cost, the 
threshold should be higher than the shadow price of the budget.  
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Three critical results follow from this. First, the greater the scope for NICE to assign special consideration to patients, the lower the 
threshold must be for technologies that benefit patients not assigned special consideration, since patients given special 
consideration will constitute a greater proportion of those bearing the opportunity cost. Second, if the case mix of those benefitting 
from technologies recommended by NICE is similar to the case mix of those bearing the opportunity cost, then the weighted 
average of the thresholds used across all of NICE’s appraisals must equal the shadow price of the budget, where this average is 
weighted by the budget impact of each technology appraised. Third, if NICE specifies a maximum weight that may be assigned to 
the health of any patient (as it does in its recent proposals), and if some of those bearing the opportunity cost are assigned special 
consideration, then the maximum threshold that NICE should use for any appraisal is less than the product of this weight and the 
shadow price of the budget. 
The Institute should undertake research into the feasibility of characterizing the expected special value bearing characteristics of the 
individuals who bear the opportunity cost of positive recommendations, to ensure the application of consistent value perspective as 
required in the terms of reference from the Department of Health 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 
Question 6 
-- Other = 

Yes, inconsistency in methods. Clear and detailed guidance on the execution of the proposed methods would reduce this. 

NCC-WCH Main = 
Question 6 
-- Other = 

There is a clear risk that the previous £20,000 per QALY threshold is undermined with the introduction of these new modifiers. 

King’s College 
London and 
University College 
London 

Main = 
Question 6 
-- Other = 

One risk of using any form of proportional shortfall, consistently indexed over different groups, is that the aggregate effects on 
spending may be inflationary. Those who suffer a relatively high burden of disease at, say a person at 60 diagnosed with only one 
year of life, will receive a weighting close to 2. This may effectively move the threshold weighting up to £40,000 for a large group of 
patients. However, it can be argued that this effect is implicit in the very idea of taking into account the burden of disese. 
 
A second risk implicit in taking over the burden of illness approach is that the approach has intellectual affinity with the WHO 
definition of health as ‘a complete state of physical, mental and social well-being’ (WHO, 1948). Huber et al. (2011) have contested 
this concept arguing that, with the growth of chronic diseases, health is better conceived as the ability to adapt and self-manage in 
the face of social, physical and emotional challenges. On this latter approach, proportional QALY shortfall would not be assessed by 
the degree to which individuals reasonably fell short of perfect health, but by the extent to which they fell short of reasonably 
expected health, saying living to average life-expectancy but with a set of well-managed ‘aches and pains’. The further implication is 
that NICE would then risk finding itself having to deal with complex conceptual and ultimately philosophical questions about the 
good life in the presence of inevitable disease. That would be a demanding expectation on a public body. 
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ScHARR Main = 
Question 6 
-- Other = 

Yes, the risks are:  
 
a ) Inefficient allocation of resources, as wider societal benefits are being incorporated incorrectly (via an equity weight). 
b) Inefficient allocation of resources, as the funding threshold has been defined by an agreement between DH and Industry, rather 
than by an empirical estimate of opportunity cost (lambda). 
c) Socially sub-optimal allocation of resources, as equity considerations are being incorporated inadequately by using an empirically 
untested measure of burden of illness. 
d) Socially sub-optimal allocation of resources, as equity weights are either not being estimated (i.e. for absolute and proportional 
shortfall) or set through dubious precedent (i.e. the 2.5 weighting). 
e) Lack of clarity, as wider societal impact (which is a measure of benefits) is being incorporated via an equity weighting. 
f) Lack of predictability, if weightings are not produced for absolute and proportional shortfall. 
 
These risks can be reduced by: 
I. Using absolute shortfall as a measure of burden. This would match the evidence. 
II. If proportional shortfall is still to be used, further evidence should be collected and the policy revised according to the evidence. 
Weightings must be published, and preferably, be empirically based. 
III. If wider societal impact is to be used, it should be calculated in terms of QALYs and costs and incorporated in the ICER 
(potentially with adjustments to avoid ‘unacceptable’ consequences). 
IV. As the best estimate of lambda is below £20K, the VBA weightings should be adjusted to compensate for this. 

PharmaPrice 
International Ltd 

Main = 
Question 6 
-- Other = 

The risk is that NICE misses the point and that the fundamental problems associated with how the UK determines value, sets drug 
prices and establishes whether reimbursement should be granted are not addressed. It is a crisis because if this wider aspect is not 
addressed now, or at least within the next 2 years, I believe there will be very significant ramifications for access to medicines in the 
UK in the future. So how might “NICE try to reduce the risks arising from the adoption of VBA” is simple, certainly work through VBA 
as means of making some improvements to how NICE is performing its roles regarding value determination and reimbursement 
recommendation, but also, please make some recommendations to the DoH regarding the fundamentally flawed policies and roles 
in overlapping remits between the PPRS, NICE and the SMC, devolved decision-making to CCGs and Patient Access Schemes. 

Shire 
Pharmaceuticals 

Main = 
Question 6 

Yes. 
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Ltd -- Other = The proposals for VBA are incomplete and not sufficiently detailed in the consultation document leaving a number of areas where 

further clarification is needed. The current VBA proposal is also too restrictive as the elements of value included are still too narrow. 
This means that the VBA as it currently stands will not resolve the underlying access problems faced by medicines coming through 
the pipeline.  
 
It is therefore not possible to determine at this juncture whether or not the proposals as they presently stand will result in fewer 
appropriate new innovative medicines being approved for use by patients on the NHS. This represents a substantial risk for patients, 
the NHS and the pharmaceutical industry in the UK.  
 
We strongly recommended further dialogue with the industry, patients, clinicians and other stakeholders both informally and via 
formal consultation. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
Question 6 
-- Other = 

Yes. 
The assessment process endeavours to create a level playing field to judge the value of medicines and new technologies for use on 
the NHS. Given this level playing field it is reasonable to suggest that any process will not be without fault or risk. As VBA is 
presented there are unknowns and much of the detail is yet to be developed and tested both in regard to the detail and other 
broader issues. For example how will NICE ensure consistency of approach across all its processes; how will it avoid a potential 
league table of important vs less important diseases; and how will NICE ensure that the clinical and service user evidence is captured 
and represented in this new approach? 
 
With this in mind it is not possible to comment on specific aspects that may be more vulnerable than others. Rather we recommend 
that the development of the detail of the process will be greatly enhanced by an ongoing process of transparent discussion and 
evaluation with representation of all key stakeholders, professionals, industry and patients alike. Specifically we would wish to see a 
timetable to include a review of the new VBA process at a sensible point in the future such as 12 months post launch or following 
assessment of a set number of medicines and technologies. 

Lundbeck Main = 
Question 6 
-- Other = 

Yes. Lundbeck supports the ABPI’s response which highlights that the need for additional clarity is required on a number of points, 
including, in addition to those detailed by the ABPI, whether the proportional and absolute QALY shortfalls will be subject to 
discounting in order to avoid artificially favouring chronic or long-term conditions. 

True Research 
Limited (healthcare 
financial 
consultants) 

Main = 
Question 6 
-- Other = 

YES 
The risk is that patients will see NICE as unfairly rationing drugs and that no money will actually be saved. NICE could contribute 
much more by concentrating on advising on what is medically best rather than trying to value drugs. 

Sanofi UK Main = 
Question 6 
-- Other = 

Yes. 
 
The proposals for value based assessment are incomplete. They are lacking in critical detail that prevents consultees from being able 
to adequately respond.  
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It is therefore impossible to understand how VBA can be applied in practice and to understand how the new proposals will impact 
on levels of access to innovative new medicines for UK patients. This represents a substantial risk for the future of innovative 
medicines access in the UK.  
 
There is a critical need for further dialogue between NICE and key stakeholders (including industry and patient groups) to develop a 
workable solution for VBA. The move to VBA is a key opportunity to ensure that the UK has an appraisal system that is fit for 
purpose and that supports access to the next generation of innovative medicines for UK patients. 

Ethical Medicines 
Industry Group 

Main = 
Question 6 
-- Other = 

Yes. EMIG believes that, as highlighted above, significant risk exists for inequity between appraisals in the following areas: 
 
1. Lack of predictability of modifiers and weightings and, therefore, base case cost per QALY is a serious problem for manufacturers 
who are providing a submission and supporting model based on their estimates of likely weightings and modifiers and their impact 
on the ICER. NICE could address this issue through increased dialogue between the company and the committee, in advance of 
submission, so that an element of certainty could be obtained before important commercial decisions are made. As the uncertainty 
around modifiers and weightings may not be resolved until the first appraisal committee meeting, EMIG requests that provision be 
made for a meeting of the ERG, AC chair and the manufacturer / sponsor after the first AC to discuss modifiers/weightings. This may 
allow companies to better understand what they may need to do in terms of model, submission or PAS amendment in order to gain 
positive guidance. 
 
2. Disincentive to commercialise medicines that treat rarer conditions or where there is uncertainty in the ICER. This could be simply 
addressed by allowing the appraisal committee some freedom to apply a weighting that they deem to be appropriate, in 
consultation with the executive committee, on a case-by-case basis. Constraints in this regard should be avoided. 

Biogen Idec Main = 
Question 6 
-- Other = 

Biogen Idec considers that there are some potential risks arising from the proposed VBA approach as they currently stand. First, a 
lack of clarity around the value of existing information to inform some of the weightings vs. what manufacturers will be expected to 
generate “de novo” to generate robust submissions in a cost-effective and timely manner. Secondly, the proposals appear very 
theoretical in nature and some real life examples /pilots are needed to test the robustness of the inputs and of the methods. 

European 
Medicines Group 
(EMG) 

Main = 
Question 6 
-- Other = 

Yes. The proposals for VBA are not sufficiently detailed to fully understand their implications for patients’ access to innovative 
medicines. It is worth noting that the original DH consultation saw VBP as a way of improving access to innovative medicines so that 
patients and the NHS could benefit from their introduction. EMG recognises the challenges faced in developing and implementing 
this new approach and the many uncertainties. We therefore support the ABPI’s view that it is too early to go into full 
implementation following this consultation and that a further consultation should be undertaken once NICE has had an opportunity 
to consider how it will address outstanding questions and ensure appropriate consistency and transparency of Appraisal Committee 
decision making.  
 
The proposed changes to the Methods Guide do not address the current risk for manufacturers in health technology assessment 
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when unlicensed and/or off-label comparators are considered appropriate by NICE. This issue is under discussion between the 
Department of Health, NICE and the ABPI following a commitment to address industry concerns in paragraph 4.8 of the PPRS 2014. 
We would call for NICE to include text in the Methods Guide that explicitly limits the use of unlicensed/off-label comparators so that 
newly licensed medicines which bring demonstrable and distinctive benefits or step change in the management of the condition are 
not penalised by previous use of an unlicensed medicine. 

GlaxoSmithKline Main = 
Question 6 
-- Other = 

Given the lack of detail and clarity of how these proposed value based assessment ‘modifiers’ will be applied, it is very challenging 
to understand the full impact. There is a risk that the level of access obtained by NHS patients to certain treatments will worsen as a 
result of the adoption of this approach. Specifically there is a significant risk that subsuming End of Life (EoL) criteria into BOI will 
result in decreased access for patients with conditions satisfying the EoL criteria.  
 
We therefore propose that NICE clearly articulate how these ‘modifiers’ (BOI and WSI) will be applied and also suggest that this 
further supports the requirement for a review at a suitable period following their introduction. A review may be considered 12-18 
months after the new methods have been introduced (or after 8-10 technology appraisals have been completed). It should include 
an assessment of how the new methods have been applied to technology appraisals, and involved key stakeholders (i.e. patients, 
clinicians, NICE and industry) to get their views. 
 
There should also be an opportunity to discuss the final proposals with key stakeholders (i.e. patient groups, clinicians and industry) 
before they are implemented. 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
Question 6 
-- Other = 

• Yes 
.  
• However, like ABPI, we agree that the proposals are not detailed enough to fully comment on the potential risks. Some potential 
risks already highlighted in our response are listed below but other risks could emerge when additional details are available:-  
 
o Unless very clear guidance is provided to committees, there is a risk that committees may have different interpretations of how to 
apply decision modifiers (see response to question no. 5) 
 
o Depending on how the weightings are operationalised, there is a risk that approval rates could fall and result in less patient access 
to innovative medicines (see response to question no. 4) 
 
o There is a risk of lower approval rates for life extending treatments at the end of life (see response to question no. 1).  
 
O In relation to WSI, there is a risk of less priority being given to conditions affecting more elderly patients (see response to question 
no. 2) 

Novo Nordisk Ltd. Main = 
Question 6 

Yes. 
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-- Other = It is difficult to determine the impact that the proposed changes may have on the outcome of future NICE appraisals. Whilst the 

proposal aims to increase transparency and consistency in decision making. In the absence of empirical evidence to determine the 
relevant weights to apply to the decision modifiers and an assessment on how this may influence past & future decisions, we would 
recommend an interim approach where the application of these methods are reviewed 
 
It is unclear in the current proposals how the individual components will combine, or what weights will be attached to them. Until 
such a time that more details are available, it is not possible to make a complete assessment of the proposal. 

Merck Serono Main = 
Question 6 
-- Other = 

Yes. The proposals for additional elements of value are still too narrow and not sufficiently detailed to fully understand their 
implications for patients’ access to innovative medicines. This means that the VBA methods, as it stands, will not resolve the 
underlying access problems faced by medicines coming through the pipeline and may lead to approval of medicines that don’t 
necessarily meet public demand. We believe that, at present the VBA methodology does not sufficiently capture and reflect the 
entire value of a medication. It may introduce a prejudice towards certain patient cohorts and create equity issues (elderly patient, 
rare diseases). This may be mitigated through weightings of the modifiers such as wider societal impact, but then raises the 
question of its introduction in the first place. Rather than risk implementing a process which contains considerable ambiguity, the 
Merck Serono would like to take this opportunity to encourage a more direct move towards an MCDA approach, as we believe it 
may deliver the solution of a process which is more transparent and systematic 
This should be addressed by further dialogue with stakeholders such as Industry, patient groups and other key organisations before 
the methods are finalised. 
 
Merck Serono supports the ABPI request for a further consultation once there is more clarity on how it will work. 

UCB Pharma Ltd Main = 
Question 6 
-- Other = 

Yes, the current proposals for VBA are not sufficiently detailed to understand the implication for patients’ access to innovative 
medicines. We would recommend that the UK Government plans to conduct by 2019 an ex-post policy evaluation of the impact of 
the new assessment framework on the access to health technologies and quality of care, and transparency/accountability. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
Question 6 
-- Other = 

NICE will need to give the committees clear guidance about how to apply the new measures in order to maintain a level of 
consistency. There is little in the consultation about how it intends to achieve consistency or how the committees will apply burden 
of illness and wider societal impact to their decision making 

Roche Products 
Limited UK 

Main = 
Question 6 
-- Other = 

Yes. 
 
Roche believe that there are significant risks associated with the adoption of this value-based assessment approach. As per our 
response to question 2, it appears that the issue of age means that the calculation of wider societal impact will have no relevance on 
decision making; a resource allocation decision based on absolute QALY loss, and therefore age, would be discriminatory. 
 
Despite the wording that “…age…will not tip the balance of a recommendation against the use of a treatment”, Roche remains 
concerned that under the proposal technologies currently funded on the NHS as having met EoL criteria, may not be recommended 
at the re-review stage. This could be the case if NICE changes the way it values medicines, as in this proposal, despite a previous 
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Appraisal Committee determining the technology a cost effective use of resources. Patient access to cost effective EoL technologies 
could reduce simply because their ‘perceived’ value has changed. This is not an evidence-based assessment of their real value to 
patients and society. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
Question 6 
-- Other = 

Janssen supports the ABPI position, whereby yes, we believe there are risks if the proposed approach is adopted. Specifically, we 
believe that the risk is that the process becomes too prescriptive and formulaic, such that the committee is not free to make a 
decision, but is rather bound to making their decision using a very strict set of criteria. Being too prescriptive will mean that broader 
patient, carer and clinician opinion will not be taken into consideration, and therefore the need for such a large, diverse committee 
would be diminished. Janssen values the broad range of opinions that are currently considered in the NICE HTA process, and in fact 
would like to see the patient and clinician voice increased, in line with the recent changes made in Scotland, with the adoption of 
the Patient and Clinician Engagement (PACE) Committee. We strongly believe that final recommendations should come from a 
diverse committee, who have considered a broad range of views from all relevant stakeholders, and who are permitted flexibility in 
their decision making process.  
 
Finally, we believe that the UK is falling behind other countries most acutely in the area of cancer. The high and apparently 
increasing rates of rejection, together with the creation of a separate Cancer Drug Fund to mitigate NICE’s negative 
recommendations are clear evidence of this. We believe that there is a strong risk that the currently constituted process, together 
with the fixed upper threshold will not support more patient access to new cancer medicines and that approval rates, especially for 
End of Life medicines could actually decline. To avoid this, we support the ABPI position of a flexible upper threshold and a 
pragmatic approach to considering modifiers individually rather than additively. 

Association of 
British Healthcare 
Industries 

Main = 
Question 6 
-- Other = 

As indicated above, there might be a risk that some groups eg older population lose out when compared to the current method. 
 
Under the new approach to decision making, there might be a requirement for all the boxes to be ticked at the highest level before 
the £50,000 QALY is reached. 
 
We would welcome some insight into how other stakeholders ie the broader clinician, patient and carer opinion will be taken into 
consideration under these new methods. 

AbbVie Main = 
Question 6 
-- Other = 

AbbVie considers there are a couple of factors that haven’t been adequately explained in the consultation document that might 
cause problems if the VBA was implemented in its current format.  
 
1. When will the calculation of absolute and proportional QALY shortfall change to reflect the incorporation of new technologies? 
i.e. When do the new treatments become the ‘current treatment’, at what point do treatments become historical standard of care. 
E.g. NICE approved for 3 years? Proof of uptake? Because AbbVie considers that this should not be a static calculation like the 
threshold has been for the last 15 years.  
 
2. The consultation document makes reference to the concept of QALYs displaced whereby the value of a new treatment is 
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considered net of the value of what is displaced. How is NICE proposing that the displaced treatments are evaluated? Is it simply 
already incorporated in the threshold and forms part of the normal cost-effectiveness analysis of the new treatment vs current 
treatment? We would expect that the displaced treatments would be from the same disease area, or was the intention to be for any 
treatment within the NHS? The latter point would be impossible to implement practically. What happens in areas where there are 
multiple comparators that are intended to be displaced as a result of a new technology implementation – would a case mix of 
treatments by market share be expected or would just one treatment be used as a proxy for the others? 
 
3. The calculation of both the BOI and WSI modifiers relies on an understanding of the natural history of disease progression derived 
from ICD codes. However, AbbVie would argue that for many diseases, and particularly less common ones, the natural history of 
disease progression data are sparse. For example, very little is known about the natural history of progression for the rare lysosomal 
disease alpha-Mannosidosis - an inborn disorder caused by the lack of the lysosomal enzyme α-Mannosidase, resulting in mental 
retardation, skeletal changes, hearing loss, recurrent infections and progression to early death. Currently an EU supported grant 
initiative is under way to try and understand why the disease develops as it does, the main objective of the project being to 
investigate and establish clinical parameters in the alpha-Mannosidosis mouse model and to perform a natural history study of the 
human disease in patients in order to define clinical endpoints for future clinical trials. However, under the proposed BOI and WSI 
calculations, it would be very difficult to calculate the QALY shortfall in this patient population, which could result in an 
underestimation of the value of a potentially effective treatment for this rare condition. AbbVie considers that patients with 
diseases that are poorly understood in terms of their natural history should not be penalised versus conditions where it is easier to 
calculate the QALY shortfall. On average we would expect these diseases would be those that are rare and have few treatments as 
they are not commonly researched. To conclude, whilst we believe natural history of disease data are the ‘right’ type of to inform 
the calculations for both absolute and proportional QALY shortfall, we don’t think there will be sufficient data available to truly 
capture the lifetime impact of certain diseases. 

Bayer Main = 
Question 6 
-- Other = 

There is a risk that confusion caused by the lack of specificity around the application of the new weightings will cause a lack of 
transparency, consistency and predictability. Moreover, this may result in delays to the Technology Appraisal process, more appeals, 
and the late production of guidance on new technologies. 

Pfizer Main = 
Question 6 
-- Other = 

Pfizer believes that the key risk with the adoption of the value based assessment approach is that it will not improve the current 
poor access to medicines in the UK. This will have negative consequences for patients, the NHS and the life sciences industry in the 
UK. Fundamentally, the approach has been developed without the explicit objective to improve access to medicines. 
 
NICE should be requesting from Government, a stronger mandate that allows them to say ‘yes’ more often.  
 
Pfizer believes there to be a significant risk that the proposed VBA approach will not address NICE’s approach to uncertainty, which 
we believe will therefore continue to restrict the Committee’s ability to recognise the true value of medicines.  
 
Regulatory bodies, such as the MHRA and EMA, are increasingly able to recognise the potential benefits of accepting more 
uncertainty in the evidence-base in order to secure earlier access to important and innovative medicines. Meanwhile, NICE 
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Appraisal Committees often take a highly conservative approach to handling uncertainty much of which is often unavoidable. The 
introduction of new modifiers is likely to add further uncertainty within an appraisal. It remains unclear under the proposed VBA 
how the value of medicines, subject to uncertainty, can be considered pragmatically and fully. Pfizer suggests that if there is no 
change to handling uncertainty under VBA, NICE risk missing out on opportunities to improve the health of UK patients, particularly 
given the budget-capped environment afforded by the PPRS agreement.  
 
Pfizer requests clarity on how uncertainty and the use of the relevant modifier will be handled under VBA to ensure that new 
medicines are not inappropriately under-valued due to unavoidable uncertainty.  
 
Given the importance placed by patients on access to medicines, it is important that NICE set out how it intends to evaluate the 
success of the VBA approach. Pfizer is calling for a yearly review of the impact of the VBA methodology on the outcomes of NICE 
appraisals led by an independent third party with involvement from patients, clinicians and manufacturers. Furthermore, we would 
expect the outcomes of this review to be made publically available and to be implemented within six months. 
 
Pfizer requests details on how the introduction of VBA will be monitored; how the success or not of VBA will be measured; the 
mechanisms that will be put in place to ensure that any negative consequences of VBA are identified and rectified promptly and 
how Industry, the NHS and patients will be involved in these steps.  
 
Ultimately, the risk of VBA failing to address the fundamental concerns around access to innovative medicines in England will be 
borne by patients, who may continue to be denied access to innovative medicines. 

Boehringer 
Ingelheim 

Main = 
Question 6 
-- Other = 

Boehringer Ingelheim believes there is a substantial risk associated with the current VBA approach, which may be reduced through 
further public consultation with key stakeholders including the pharmaceutical industry. 
 
As outlined in Boehringer Ingelheim’s responses to the previous consultation questions, the current VBA approach may adversely 
impact upon patients by failing to adequately reflect EoL criteria. There is insufficient evidence to suggest that the current VBA 
approach will resolve issues which are addressed by the CDF, and as such may inhibit innovation and access to valuable health 
technologies. 

Bristol-Myers 
Squibb 
Pharmaceuticals 
Limited 

Main = 
Question 6 
-- Other = 

Yes.  
BMS supports the response provided by the ABPI on this question. 

Baxter Healthcare 
Ltd. 

Main = 
Question 6 
-- Other = 

We are not totally convinced that the way society values different condition and age groups is homogenous. Therefore there is the 
risk of unfairly discriminating against certain parts of society, which could be against the founding principle of Equal Opportunities 
Act (2010).  
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In order to put in place a process that is fair for all, we suggest that the proposed changes should run alongside the current 
methodology during a pilot period. 

Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
Question 6 
-- Other = 

Yes. 
The proposals for VBA are incomplete and not detailed enough in the consultation document leaving a number of areas where 
further clarification is needed. For example, if and how BoI and WSI scores will be converted into weights; whether weightings will 
be applicable to each value element; whether and how the individual value elements will be combined together; whether or not the 
proposals made for incorporating EoL criteria will have the same “effect” in practice; and what values will be used for dealing with 
displaced treatments. 
 
The current VBA proposal is also too restrictive as the elements of value included are still too narrow. This means that the VBA as it 
currently stands will not resolve the underlying access problems faced by medicines coming through the pipeline and may lead NICE 
to approve interventions that the public would not choose to pay for. 
 
It is therefore not possible to determine at this juncture whether or not the proposals as they presently stand will result in fewer 
appropriate new innovative medicines being approved for use by patients on the NHS. This represents a substantial risk for patients, 
the NHS and the pharmaceutical industry in the UK. 
 
These risks must be reduced through further dialogue with the pharmaceutical industry and other key stakeholders before the 
methods for VBA are finalised. ABPI stands ready to work with NICE to support the progression of revised methods to VBA which will 
support the current and future needs of patients and, the NHS through further transparent and open dialogues. ABPI requests 
further consultation on VBA once there is more clarity from NICE on VBA and how it will work. 

American 
Pharmaceutical 
Group (APG) 

Main = 
Question 6 
-- Other = 

As discussed previously we believe there is a danger of inconsistency in the decision-making process if values are not clearly defined 
in the methodology. 
 
The APG also believes that the new methodology does not give enough incentive to the discovery of innovative health technologies. 
We would urge NICE to take up the ABPI’s offer to work collaboratively to develop an innovation modifier before the value based 
assessment proposals are finalised. 
 
The APG would recommend the introduction by NICE of a full budget impact assessment for a treatment, taking into consideration 
the entire cost to the NHS of a particular disease or condition. 
 
We would also recommend that Appraisal Committees consider additional benefits to society which are not captured within WSI 
and are presented in Health Technology Applications by the manufacturer. 

Allergan Ltd Main = 
Question 6 

Allergan believes that there are substantial risks inherent in the proposed approach. These are risks to both manufacturers and to 
patients who, in our view, will be ill-served by the lack of transparency in the proposed approach.  
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-- Other =  

We have set out our reasons for making this comment in full in the attachment to this pro-forma 
Pharmacy Voice Main = 

Question 6 
-- Other = 

Pharmacy Voice is concerned that there may be unintended consequences for the NHS and community pharmacy owners, which 
could arise from the outcomes rather than the process itself. Here is a potential scenario from the pharmaceutical supply chain. If a 
molecule or drug entity can be used for more than one indication, then the impact for the different indications might lead to more 
than one value being assigned to it, leading to challenges in the supply chain if this fed through to differential pricing, separate 
products for different indications, and so on. Occasionally a drug entity is marketed under two names, generally because there are 
different doses for different indications and pricing is broadly comparable. However, prescribers can be tempted to ignore licensed 
indications to prescribe more “cost-effectively”. And, since pharmacy teams do not have access to diagnoses, so may not know 
definitively why a medicine has been prescribed, this could leave them in a difficult position.  
 
We would also be concerned if manufacturers felt it necessary to try to recoup perceived “losses” from a price deemed acceptable 
under a value-based assessment scheme, by placing restrictions on the supply chain, or by pushing costs into other areas of the 
supply chain. We think it important that any value-based assessment system monitors the true acquisition cost. The national 
Community Pharmacy Contractual Framework in England, and similar mechanisms in the rest of the UK, include an agreed annual 
level of purchase profit or margin in the system, by which reduced discounts are effectively reimbursed by the NHS. This may negate 
some of the benefit of the reduced list price.  
 
Price changes at any time can have consequences in the supply chain, so all parties in the supply chain, including distributors and 
pharmacies, have an interest, and should be consulted about more detailed proposals for price changes, so that there is an 
opportunity to develop systems that are fair and without unintended consequences in the supply chain. 
 
In Conclusion 
The impact on the supply chain should be considered when proposals for value based assessment are being considered. This is 
particularly important where value based assessments could lead to different prices for a single drug entity, or where the value 
based assessment changes as a result of post-marketing surveillance or new evidence in use. 

Takeda UK Ltd Main = 
Question 6 
-- Other = 

Yes. 
 
The proposals for VBA are incomplete and not detailed enough in the consultation document leaving a number of areas where 
further clarification is needed. For example, if and how BoI and WSI scores will be converted into weights; whether weightings will 
be applicable to each value element; whether and how the individual value elements will be combined together; whether or not the 
proposals made for incorporating EoL criteria will have the same “effect” in practice; and what values will be used for dealing with 
displaced treatments.  
 
The current VBA proposal is also too restrictive as the elements of value included are still too narrow. This means that the VBA as it 
currently stands will not resolve the underlying access problems faced by medicines coming through the pipeline and may lead NICE 
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to approve interventions that the public would not choose to pay for. 
 
It is therefore not possible to determine at this juncture whether or not the proposals as they presently stand will result in fewer 
appropriate new innovative medicines being approved for use by patients on the NHS. This represents a substantial risk for patients, 
the NHS and the pharmaceutical industry in the UK.  
 
These risks must be reduced through further dialogue with the pharmaceutical industry and other key stakeholders before the 
methods for VBA are finalised. TAKEDA UK requests further consultation on VBA once there is more clarity from NICE on VBA and 
how it will work. 

Office of Health 
Economics 

Main = 
Question 6 
-- Other = 

There are a number of risks associated with adopting the VBA approach as outlined in the proposal. 
 
First, there is a great deal of ambiguity regarding how the proposed system is intended to operate, including: 
 
• How the proportional and absolute shortfall “scores” of each product will be mapped to the corresponding cost-effectiveness 
threshold 
• How the weights applied to the modifiers will be aggregated (they are measured using different scales) 
• The extent to which BoI will replicate the effects of the end-of-life protocol 
• How the average displaced proportional and absolute shortfalls reported in NICE’s illustrative table were calculated and how NICE 
intends to estimate these figures in the final version of VBA. 
Proceeding with VBA with this lack of transparency would be inefficient: if pharmaceutical manufacturers do not know what is 
expected of them, resources will be wasted in obtaining data and preparing HTA submissions for products that do not meet the 
criteria for recommendation. In addition, the lack of clarity means it is not possible to determine whether or not the system is 
adequately avoiding double counting across the value elements. Such ambiguity makes it difficult for NICE to justify its decisions and 
to ensure consistency and fairness in the HTA process. 
 
Second, there are risks involved with using absolute QALY shortfall as a proxy for wider societal impact. Assuming the reasons for 
including WSI as a modifier are to recognise that treatments have impacts in areas other than health and to reward the 
manufacturers of products that create these benefits, using this proxy is not likely to provide the correct incentives. If there is no 
opportunity for companies to demonstrate the wider societal benefits of their products, the incentive to manufacture technologies 
that produce such benefits will be absent. 

ThromboGenics 
N.V. 

Main = 
Question 6 
-- Other = 

• Clarification is needed on the positioning for medicines that do not undergo a NICE technology appraisal and for orphan 
medicines. For example, in Scotland, the SMC recognises a specific disease modifier for orphan indications, but none is proposed 
here. Without this clarification, there is a risk that such medicines will be rejected under the VBA approach due to a lack of flexibility 
of consideration due to their particular circumstances, e.g. orphan drugs.  
 
• Clarification is needed on how the VBA public values are updated as there is a risk that they will lag behind public perceptions of 
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value. 

Napp 
Pharmaceuticals 
Limited 

Main = 
Question 6 
-- Other = 

Potentially yes. 
See also the ABPI response. 
Greater clarity on the processes and further opportunities to engage with NICE to develop a system capable of appraising new 
innovative medicines to ensure that patients gain the best possible access would be desirable. The VBA process will need to evolve 
and change to meet the challenges of new targeted medicines. 

Sanofi Pasteur MSD Main = 
Question 6 
-- Other = 

From the point of view of a vaccines supplier, the lack of consideration of vaccine-specific attributes is concerning. As noted in 
paragraph 5 above, the introduction of VBA risks adding a further layer of opacity to the process by which vaccines are currently 
evaluated. The VBA Working Group does not include a representative from the vaccines community. As communicated to the DH 
and the JCVI, Sanofi Pasteur MSD believe that formal representation of the vaccines community is urgently required to ensure that 
the implications of these changes for vaccines are adequately considered. We would welcome the opportunity to meet formally 
with the Working Group to discuss this important matter further. 

Lilly UK Main = 
Question 6 
-- Other = 

Yes, there are risks in the proposed changes to the methods guide, especially around the restriction of access to medicines in the 
short term as the new system is implemented.  
 
Lilly is concerned that there may be a significant short term restriction in patients’ access to medicines as the new system is 
implemented. Whilst we are sure that NICE will work to implement the new system in the proposed timeline, it is inevitable that 
given the size of the proposed change, there will be transition issues. We have specific concerns about the implementation of the 
new system by committees, who will need support and guidance in navigating the new methods. We are concerned that risk 
aversion by committees in implementing the changes may be a barrier to patients accessing new medicines. Clear and agreed 
interpretation of the new methods will be key to reducing this. A formalised piloting of the new system, with a review after one year 
may also help to reduce these transitional issues.  
 
In the longer term, the proposed changes are highly likely to disadvantage drugs for EoL treatments, leading to reduced access for 
patients. The current proposal for the inclusion of WSI is such that NICE is missing an opportunity which would encourage changes 
in population level health outcomes to positively impact other tax funded services and achieve broader societal objectives.  
Additionally, the current and proposed methods guide does not allow for the special consideration of medicines to treat small 
populations of patients. There is a long term risk that these medicines will not be available for patients in the UK as we do not have 
a robust system to accurately measure their value. 

Eisai Ltd Main = 
Question 6 
-- Other = 

NICE will need to give the committees clear guidance about how to apply the new measures in order to maintain a level of 
consistency. There is little in the consultation about how it intends to achieve consistency or how the committees will apply burden 
of illness and wider societal impact to their decision making. NICE executive appears to lack any control over Appraisal Committees 
due to their independent nature which will exacerbate the concern regarding the interpretation of vague guidelines such as these 
ones. 

Celgene Ltd Main = Yes. 
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Question 6 
-- Other = 

 
Without appropriate and flexible weightings/thresholds, there is a risk that certain new medicines which address particular health 
needs will nevertheless not be approved, impacting on patient care and health outcomes. 
 
Without a coherent decision-making framework which is agreed and adhered to, the verdicts of Appraisal Committees will not be 
understood or credible to a range of stakeholders, reducing the value of subsequent guidance from NICE. For example, if NICE 
guidance does not have ‘face validity’ its level of adoption and implementation by other NHS bodies such as Clinical Reference 
Groups (CRGs) and NHS England may risk being low and/or inconsistent; this would perpetuate the issue of slow and varied uptake 
of innovation that NICE was originally set up to address. Indeed, the future inter-relationship between NICE guidance and NHSE 
commissioning decisions will be critical, and the two must be aligned; we suggest there should perhaps be some official NHSE 
‘ratification’ of NICE guidance plus audits of NHSE decisions to monitor their compliance. 
 
The NICE proposals for VBA are not sufficiently definitive to confidently forecast the impact of this policy on future appraisals. 
Therefore, there should be ongoing dialogue with industry to shape the emergent VBA policy and some form of audit/review after a 
predefined time period to assess the influence of VBA on NICE’s decisions. In particular, it will need to be evident that NICE approval 
rates have increased, for those medicines that become available to treat conditions associated with greater severity – including 
cancers and conditions affecting smaller patient populations. Furthermore, we suggest that it may be prudent to retain the existing 
EoL policy alongside any new BoI weightings for at least the first year of VBA implementation. 

Siemens plc 
Healthcare Sector 

Main = 
Question 6 
-- Other = 

The risks relate to how the committee assesses ‘disruptive technologies’ which will emerge in the near future and how they 
accurately measure health economic outcomes of these new technologies.  
 
We see the potential for much earlier diagnosis of disease which has not only a benefit to the economy and the individual but also a 
possible earlier financial cost and this may affect the way we look at healthcare and outcomes in the future. There will be benefits 
to the individual, such as a greater chance of effective treatment and lifestyle changes, and potential benefits to the economy, 
namely the reduction of the need for long term treatment, as a result of the earlier diagnosis.  
 
The risk therefore is that the technology advances in such a way that it outstrips the health economic model and system, causing 
pressures on the current health infrastructure. The earlier diagnosis of a disease will inevitably impact the health care treatment 
pathway throughout the rest of the patient’s life even when pre symptomatic, which may have cost implications which should be 
considered within any future calculations. 

AstraZeneca Main = 
Question 6 
-- Other = 

Yes. 
 
AstraZeneca agrees with the concern expressed in the ABPI response that the current VBA proposal presents a risk that fewer 
appropriate, new, innovative medicines may be approved by NICE as it is currently unclear how the modifiers will be combined and 
applied to decision making by committees and there may be a risk that removing EoL criteria as proposed in the VBA methods could 
have a negative impact on the number of cancer medicines approved by NICE.  
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We are also concerned that the potential opportunity provided by PPRS in enabling ambitious change to the NICE decision making 
process, which should allow more new medicines to be approved in the future, has not been considered within the VBA proposal.  
 
Further to the ABPI’s response, which we support, AstraZeneca suggests that the following approaches are considered to reduce 
such risks and with the overall objective of ensuring that patients in England and Wales gain access to effective, new medicines:  
 
1. AstraZeneca supports the ABPI position concerning the new PPRS agreement by which industry members of PPRS are 
underwriting growth in the UK branded medicines over agreed levels from 2014 – 2018. AstraZeneca further agrees with the ABPI 
that the 2014 PPRS agreement provides a unique opportunity to consider more ambitious change to the NICE decision making 
process for appraisals of new medicines beyond the current VBA methods proposed , which should allow more new medicines to be 
approved in the future. AstraZeneca recognises the significant work required by the NHS and DH to achieve the level of 
transformational change needed in the context of the new scheme to manage medicines expenditure and to effectively manage the 
“end of scheme” risks towards the end of 2018 and beyond. AstraZeneca agrees with the ABPI proposals for both a Government 
mandate to NICE to require it to approve more new innovative medicines in the context of the PPRS agreement and NICE/ABPI 
industry council discussions to discuss changes to NICE’s approach to medicines evaluation to fully realise the opportunity of PPRS 
for the benefit of patients.  
2. In line with the ABPI response, AstraZeneca recommends the introduction of a new, transparent multi-criteria decision 
framework to ensure consistency of approach across different appraisal committees, improve predictability of appraisal outcome 
and to consider further elements of the value of new drugs beyond BOI and WSI measured by QALY shortfall, such as innovation and 
broader patient and societal impact, which are not captured in either standard RCT outcomes or the QALY and may need to be 
considered qualitatively.  
3. The EoL criteria should be retained alongside BOI measured by QALY shortfall and whichever approach provides the highest 
weighting should be used for decision making purposes. 
4. A fixed upper limit for the ICER threshold should be removed as the maximum QALY weighting of 2.5 is arbitrary. Committees 
should have the flexibility within decision making to approve medicines above any fixed upper limit where appropriate.  
5. AstraZeneca agrees with the Case for Change presented by the ABPI calling for reform to the NICE technology appraisal process to 
ensure that the NICE approach is fit for purpose in assessing new medicines in the industry pipeline and particularly to account for 
specialty medicines now forming 60% of such pipelines. AstraZeneca supports EU and UK regulatory authorities’ initiatives to grant 
patients earlier access to new medicines (such as adaptive licensing and the early access to medicines scheme) and asks that NICE 
evolves alongside these regulatory changes to consider how it approaches innovative, new medicines with a more limited evidence 
base at launch. 

Lay Member - 
Committee C 

Main = 
Question 6 
-- Other = 

If this approach is to be adopted, it would need more detailed research before implementation. And then a programme of publicity 
about the results of the research. 

Lay Member - Main = Yes. See above. The risks outlined above could be reduced by: 



Responses to TA Methods Addendum Public Consultation         181 of 318 

Name & Org Sections Comments 
Committee D Question 6 

-- Other = 
- Seeking new conceptions and ways of representing for burden of need and wider societal impact 
- Reducing the weighting ratio (eg from 2.5 to 1.5). 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 
Question 6 
-- Other = 

One could get the idea that the attempt to operationalize the willingness to pay by means of a factor could mislead to make the 
interpretation that treating disease X is valued 2.5 times more important than treating disease Y. You might consider to use and 
communicate the absolute value of £50,000/QALY. 
 
How do you intend to address the possible issue of manufacturers wanting to undergo a re-assessment for already assessed 
interventions? How do you aim to prevent a distortion of competition occurring for indications that did not fall under the current 
end of life treatments protocol? 

Individual Main = 
Question 6 
-- Other = 

See answer to question 2. As the proposals stand I believe a justifiable challenge could be had should a treatment which reduces 
carer burden and allow patients to return to work be licensed e.g. chronic headache.  
 
The failure to capture a reduction in formal or informal care would is unlikely to fit with societal values, and the failure to capture 
the benefits to the patient or society of a return to work would (justifiably) leave NICE methods open to criticism. 

Healthcare 
Improvement 
Scotland 

Main = 
Question 6 
-- Other = 

There are likely to be risks and unintended consequences with the introduction of any new and untested process. The affordability 
of an increased threshold is a potential risk for the NHS, as are the displacement of resources and health gain from other sectors of 
the population. There is also the potential removal of incentives for fair pricing by industry and ‘pricing to a new threshold’ if it is felt 
that the decision-making framework would bear a higher cost. We also note the potential for ‘creep’ of an explicit revised threshold 
for technology appraisals into other areas of the health technology arena (e.g. clinical guidelines) with further impact on 
affordability to the NHS. 

All Wales 
Therapeutics and 
Toxicology Centre 

Main = 
Question 6 
-- Other = 

A key concern of these modifiers being applied to investments in new health technologies is whether comparable consideration is 
given to the choice of services, technologies or programmes which are displaced. While in practice, QALYs are not used to inform 
such disinvestment choices – see http://www.ohe.org/publications/article/opportunitycosts - and-nice-decisions-in-wales-146.cfm 
there remain concerns that an imbalance between the methods applied to investment choices, and the consequences of these 
choices will lead to inefficiencies, and reduced population health. 

NCC - Mental 
Health 

Main = 
Question 6 
-- Other = 

As above, I think there will be a tendency to accept technologies with higher ICERs, which the budget holders will find more difficult 
to implement. 

Consultant in 
Public Health 

Main = 
Question 6 
-- Other = 

Funding is finite, affordability is fundamental and if this increases the number of positive appraisals by NICE then there would be an 
opportunity cost associated with this. It would be at the cost of discretionary spend by NHS commissioners ie CCGs and NHS 
England. 
 
Over the course of the year NHS commissioners must achieve financial balance and since healthcare needs are without limit, 
difficult choices have to be made about where to allocate resources. The NHS Constitution includes the pledge that such decisions 
are made in a clear and transparent way so that the public can understand them. There are winners and losers in such a system and 
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the reasons for the decisions need to be readily available and easily understood. 
 
The overall proposal is very difficult to explain in simple terms. While the QALY is reasonably easy to describe as a concept, this 
refinement in its use makes for very complex explanations. When a ‘no’ decision is made it by NICE, making the rationale behind the 
decision clear will be a challenge. 

12 GM CCGs Main = 
Question 6 
-- Other = 

NICE guidance will lose credibility. 
 
The GMMMG has been in existence since 2004, consisting of senior clinicians and decision makers across the GM health economy of 
12 CCGs, 10 trusts and 2.8Million population. This body is will experienced in providing advice to the NHS, but despite this senior 
and well regarded position, we have no specific health economics qualifications, although many have received training in 
interpretation of health economics. We produce guidance which needs to be understandable to clinicians and non clinicians, leaders 
and front-line staff.  
 
We do not believe that the approach outlined is at all transparent, as described above since it is felt to be unintelligible to front line 
GPs and Pharmacists involved in the delivery of Medicines Optimisation. 
 
We are concerned there are several risks but it is difficult to assess both risks and benefits as there is a lack of empirical evidence on 
the effectiveness of VBP and what is available cannot be applied currently be applied to a national health service. 
 
Exit strategy - Does NICE have a review period in mind and a full independent assessment of the programme if it goes ahead. If this 
assessment (which we feel is essential for the credibility of the approach) were to conclude that the new method was flawed and 
was of poorer value to the health and social care system, we would like to understand how an exit strategy would be deployed. 

NICE/Stockport 
NHS Foundation 
Trust 

Main = 
Question 6 
-- Other = 

The adoption of a universal upper threshold of £50K has the real potential to increase NHS costs and increase displacement of 
existing more cost effective technologies. 

Genetic Alliance UK Main = 
Question 6 
-- Other = 

If the current VBA proposals are adopted, NICE risks introducing inequity into their appraisal system. For example, the process for 
calculating BoI inevitably attributes less value to conditions that affect primarily elderly patients. Secondly, having a cap on the 
maximum cost per QALY that can be reached only if all modifiers within VBA are addressed penalises those conditions where one or 
more modifiers are not realistic goals for a treatment. A treatment that does not allow a carer to return to work but halts the 
progression of a condition is still valuable to a patient and their family, and may allow other carer benefits such as reducing the need 
for external support. The modifiers within VBA should not be used to count against a medicine but should for a broader 
consideration of the value a medicine can offer. 
 
The VBA proposals also risk making it even harder for patients, particularly those with rare conditions, to access new medicines. A 
cap on the maximum cost per QALY will inevitably hit small patient communities hardest as medicine prices are frequently amongst 
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the highest. As well as being inequitable, the cap is also unsustainable. With the move towards stratified medicine, NICE will 
increasingly need to be able to effectively appraise high cost medicines for small populations in order not to inhibit patient access to 
effective treatments. A £50,000 per QALY cap is unlikely to be workable in this context.  
 
Finally, in contrast to the aims of VBA, the proposals risk introducing further ambiguity and uncertainty into their processes by 
relying on QALYs. These are already perceived by patients as an opaque and inadequate measure of patient experience and their 
calculation is poorly communicated by NICE and poorly understood by those approaching appraisal decisions from the outside. 
Transparency is achieved by good communication. Without this, all approaches to calculating BoI and WSI would lack transparency; 
and reducing these considerations down to numbers and calculations only compounds the issue. 

Multiple Sclerosis 
Trust 

Main = 
Question 6 
-- Other = 

Yes. 
 
As set out, the main risk appears to be that NICE’s methods in assessing treatments will not alter outcomes significantly from its 
current practice, and that value to society of approving expensive treatments will not be fully captured. 

Specialised 
Healthcare Alliance 
(SHCA) 

Main = 
Question 6 
-- Other = 

The main risks arising from the provisions in the consultation document relate to the critical implementation details which are not 
adequately described. Depending on the weighting given to different criteria, or the development of further considerations of 
societal benefit, the changes could be successful. If these issues are not addressed, there will be a risk that the changes fail 
significantly to alter current practice and that value will not be captured fully within the new assessment approach. 

Rarer Cancers 
Foundation 

Main = 
Question 6 
-- Other = 

As currently set out, we believe the VBA proposals will fail to deliver on the Coalition Government’s explicit ambition that: “all 
patients can access the drugs and treatments their doctors think they need.” (9) This is particularly the case for cancer and this 
poses a significant risk to the policy. 
 
The proposals for the new system of value based assessment do not represent an improvement even on current processes which 
have not worked for cancer medicines. The challenge for any new system must be to overcome the problems with the existing 
processes which necessitated the creation of the Cancer Drugs Fund. We consider that the consultation document fails to set out 
adequately how it will overcome these problems, and in some ways – for example, through the greater element of discretion which 
is being introduced – the proposals may even represent a retrograde step on current processes. Both are risks which need to be 
mitigated.  
 
This response sets out our recommendations for how this risk can be mitigated. In summary, NICE should: 
 
• Retain and reform the specific provision for treatments used near the end of life (see response to question 1) 
• Introduce further safeguards so that older patients cannot be disadvantaged (see response to question 2) 
• Consider lifting the threshold as part of a time-limited trial to take advantage of the financial indemnity offered by the 2014 PPRS 
(see response to question 3) 
• Improve the quality control and performance management of ERGs (see response to question 5) 
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• Enhance the role of experts by experience and the weight given to qualitative feedback in the appraisal process (see response to 
question 5) 
• Introduce a system of conditional recommendation for treatments where there is a high level of uncertainty in the evidence, 
whereby the manufacturer would be required to work with the NHS to collect real world data to address gaps in the evidence (see 
response to question 7) 
 
(9) HM Government, The Coalition: our programme for government, May 2010, page 25 

Target Ovarian 
Cancer 

Main = 
Question 6 
-- Other = 

Yes. Target Ovarian Cancer believes that there is a major risk that the current proposals could lead to fewer rather than more 
treatments being approved for women with ovarian cancer. 
 
Women with ovarian cancer have seen no new life-extending treatments approved for ovarian cancer in over 30 years. The current 
appraisal system has failed them completely. Women with ovarian cancer are a) able to access the only new life-extending 
treatment that has been licensed via the Cancer Drugs Fund, which may end in 2016; and b) as a result of the ongoing multi-
technology appraisal by NICE, they now face the prospect of even fewer treatment options as treatments previously approved for 
recurrent ovarian cancer are being recommended for withdrawal. 
 
Unfortunately, the current proposals for Value Based Assessment hold little hope of improved access to cancer treatments for 
women with ovarian cancer. In fact, there is a high likelihood that they will be further excluded and disadvantaged by the removal of 
the end of life criteria and by the inherent age bias in the proposed system. 

Meningitis 
Research 
Foundation 

Main = 
Question 6 
-- Other = 

It is hard to answer this because in its current form it does not provide sufficient detail on how the revised methods will actually be 
operationalised . 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
Question 6 
-- Other = 

Yes. 
 
We believe the risks are: 
 
a) Lack of clarification around the 'how' which could lead to unintended consequences: 
• There is simply not enough information to assess how this new assessment will work in practice. This could mean that there are a 
number of risks which are not obvious yet as the details behind the assessment are still being decided upon. Once NICE has 
considered the responses from this consultation, we would like the chance to comment upon the next iteration of plans before they 
used by the appraisal committees. In particular, we are keen to understand how NICE finally decides to apply the weightings to the 
modifiers. 
 
b) Benefits of a new medicine are underestimated due to the continued use of QALYs  
As mentioned several times above, QALYs do not represent a balanced picture of the benefits of a treatment. Therefore, by using 
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them to calculate BoI and WSI, it means that the problems the flaws already encountered by using QALYs are amplified.  
 
C) Assessing the implementation of VBA 
• We appreciate that NICE is seeking to implement a new system that recognises the value new medicines bring to patients and 
wider society. However, once the system is implemented, it will be a lot clearer what works in practice and what does not. We 
would like to know what plans NICE has in place to modify any parts of the process that are deemed not fit for purpose. 

Pancreatic Cancer 
UK 

Main = 
Question 6 
-- Other = 

Yes. 
 
As already set out, we have specific concerns as to how the proposals might affect End of Life drugs and how they might introduce 
an age bias into decisions. These could be overcome, at least in part, through retaining a specific End of Life criteria, with a 
substantial weighting, and the introduction of a parallel or extended process to allow more intensive Patient And Clinician 
Engagement, as is now the case in Scotland. 
 
Moreover, any End of Life criteria should be broadened beyond those used in the current system of assessment. We agree with the 
SMC’s analysis of NICE’s existing End of Life criteria: 
 
“The criteria currently used by NICE to define end of life were considered, as they are one of the few HTA agencies to use this 
categorisation. The T&FG agreed that these criteria do not adequately reflect a medicine’s benefits in terms of quality of life (as well 
as extension to life) and also that the requirement around 24 months of life expectancy was too specific and restrictive.” 
(Assessment of medicines for end of life care and very rare conditions (orphan and ultra-orphan medicines) in Scotland - Report for 
the Cabinet Secretary for Health and Wellbeing. December 2013). 
 
These issues are particularly important to get right as the Cancer Drugs Fund is currently scheduled to end in 2016. We need to see 
any new NICE appraisal system designed in a way that would have approved some , if not all of the drugs that have been approved 
under the CDF in the past. If the new system does not allow for that, and the CDF is abolished, we shall see a step backwards in 
terms of cancer patient care. As the proposals stand, it is far from clear that even the existing rates of NICE approvals for cancer 
drugs/end of life drugs will continue, let alone soak up some of those that have had to go through the CDF process. A step 
backwards is a very real possibility with what has been presented thus far. 

Breast Cancer Care Main = 
Question 6 
-- Other = 

As we described above, we have particular concerns that this approach risks discriminating against older patients and secondary 
breast patients. It may also discriminate against women whose contributions to society can be more 'hidden' in unpaid work. NICE 
needs to put transparent and solid measures in place to ensure that this does not happen or it needs to rethink these proposals for 
value assessment.  
 
Under the current system NICE now rejects over 60% of cancer medicines (Rarer Cancers Foundation, 2012) and since 2011, there 
have been eight negative NICE appraisals (two of these draft decisions) for breast cancer treatments. We are not confident that the 
proposals set out in this consultation document would improve access to cancer medicines and it may even risk reducing access. The 
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Cancer Drugs Fund, as an interim measure, has improved access to drugs that clinicians determine are of value to their patients. 
When the Cancer Drugs Fund comes to an end in 2016, patients want to be able to trust NICE to give them access to effective cancer 
treatments on the NHS. We do not believe these proposals will instil that trust. Barriers to accessing cancer drugs on the NHS that 
existed before the Cancer Drugs Fund will not have been removed and may have even been increased. 

Prostate Cancer UK Main = 
Question 6 
-- Other = 

Yes.  
 
It is clear from the January 2014 NICE Board paper on VBA that NICE are keen to avoid a system of measuring wider societal impact 
that attributes value to medicines able to get patients back into work. This we welcome in principle, particularly since we had 
serious misgivings over the approach originally proposed by the Department of Health. NICE have proposed an alternative proxy 
measure for ‘wider societal impact’ that assumes health loss correlates with a negative impact on society. However, this should not 
be allowed to overshadow the specific value some medicines bring to society, for example by helping to give hard pressed carers 
much needed respite. We have outlined in answer to question two some suggestions for how wider societal benefits could be more 
comprehensively captured. 
 
The removal of the End of Life (EoL) criterion from the appraisal process raises additional questions on whether the new system will 
be able to adequately assess the value of treatments intended for vulnerable, terminal patients. We have to ensure that medicines 
that allow people to spend quality time with their friends and family are given the value they deserve. As outlined in our response to 
question 1, we would like to see EoL retained to ensure that the introduction of VBA does not reduce access to drugs for terminal 
patients. 
 
 
In contrast with what NICE hoped VBA would achieve, which is greater transparency, predictability and consistency it its appraisals, 
the VBA proposals risk introducing further complexity and ambiguity by relying heavily on QALY calculations. These are already 
poorly understood by patients and are felt to be unable to capture patient experience. 

Patients Involved in 
NICE (PIN) 

Main = 
Question 6 
-- Other = 

Yes.  
It is clear from the January 2014 NICE Board paper on VBA that NICE are keen to avoid a system of measuring wider societal impact 
that potentially creates inequalities (for example, by explicitly attributing larger value to medicines able to get patients back into 
work), and have proposed an alternative proxy measure for ‘wider societal impact’ that assumes health loss correlates with a 
negative impact on society. However, this should not overshadow the specific value some medicines bring to society, for example by 
helping to give hard pressed carers much needed respite. We have outlined in answer to question two some suggestions for how 
wider societal benefits could be more comprehensively captured. 
 
The removal of the End of Life (EoL) criterion from the appraisal process raises additional questions on whether the new system will 
be able to adequately assess the value of treatments intended for vulnerable, terminal patients. We have to ensure that medicines 
that allow people to spend quality time with their friends and family are given the value they deserve. As outlined in our response to 
question 1, we would like to see EoL retained to ensure that the introduction of VBA does not reduce access to drugs for terminal 



Responses to TA Methods Addendum Public Consultation         187 of 318 

Name & Org Sections Comments 
patients. 
 
The £50,000 per QALY cap proposed as part of VBA is likely to make it significantly harder for small patient populations to access 
new medicines. The vast majority of stratified medicines and treatments for rare diseases will fall through the gap between 
standard appraisals at NICE and their HST evaluation programme. If it is expected that NHS England take over responsibility for 
appraising the majority of these medicines, this should be acknowledged by NICE.  
 
We are concerned that the VBA proposals risk introducing further complexity without necessarily clarity by relying heavily on QALY 
calculations. These are already poorly understood by patients and are felt to be unable to capture patient experience. As such, we 
are concerned that this may contribute to alienation from the process for some in the patient community. 

CLL Support 
Association 

Main = 
Question 6 
-- Other = 

The current consultation is limited in scope and does not explain how these measures are to be implemented. It is also not clear 
how these changes will affect the whole technology process.  
 
The issue is access to drugs and there needs to be a wider discussion involving all parties, NHS England, clinicians, CCG, Regional 
Networks etc. 
 
The Wider Societal Impact measure may well exclude the elderly and disabled from treatments that their doctors consider that they 
need. 

Cancer52 Main = 
Question 6 
-- Other = 

Yes. We share the concerns of many that there are risks in making these changes. Key concerns include:  
 
- Loss of End of Life as an explicit criterion – raising the possibility of leaving patients with rare cancers who are near the end of their 
life with fewer treatment options. We value transparency, and whilst we understand the argument that the approach could, in 
effect, still permit a higher weight for End of Life circumstances, the proposed VBA approach runs the risk of being more opaque 
than the current approach  
 
- Risk of discriminating against those who do not work (which may be a function of their illness and no reflection on their willingness 
to work) – as NICE recognises age is invariably reflected in any VBA evaluation. 

Myeloma UK Main = 
Question 6 
-- Other = 

If you raise the QALY threshold to £50,000, you need to make sure that this does not incentivise industry to do a poor job at 
adequately justifying the high prices they have set for their medicines and not to improve the design of their registration studies.  
 
Industry may also game the system and aim for the higher threshold without really improving the design of their studies or 
submissions to NICE - effectively the problem will move from a QALY threshold of 30 to 50. 
 
Displacement is a risk for other diseases areas that do not have a high burden of illness. 
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Wider societal impact is a risk as there is the potential that health in other areas will be affected. 
 
The risk will be in the detail, which will need to be consulted on by NICE. We look forward to seeing this detail from NICE. 

Parkinson’s UK Main = 
Question 6 
-- Other = 

We believe that QALYs are a crude measure for calculating the benefit a treatment will have, particularly for Parkinson’s. 
Considering QALYs are already one of the key elements on which NICE appraisals are conducted, expanding their significance 
through their use for measuring both BoI and WSI will only increase any dissatisfaction that may exist with the importance of QALYs. 
 
Calculating BoI from the point at which an intervention would be used may disadvantage those conditions that have delayed 
diagnosis. Parkinson’s UK believes it is far too generalised to begin measuring QALY loss from ‘the start point from which the loss is 
calculated is the moment of intervention with the technology being appraised’. Parkinson’s is often thought of as a condition that 
solely affects movement and while rigidity, tremor and slowness of movement often will be present, everyone with Parkinson’s is 
different. There are over 40 “non-motor” symptoms that people with Parkinson’s can report including anxiety, depression, fatigue, 
pain, continence issues, memory problems and sleep disturbance.  
 
Current evidence suggests that Parkinson’s tends to develop gradually and it may be many months, even years, before the 
symptoms become obvious enough for a person to seek medical advice. Confirming someone has Parkinson’s can take some time as 
there are other conditions such as essential tremor with similar symptoms. Also there are currently no definitive tests for diagnosing 
Parkinson's. For these reasons diagnosis is often delayed and attempts by NICE to standardise age of patients regarding drug 
interventions in order to calculate QALY will be virtually impossible. 
 
Furthermore, because Parkinson’s drugs can become less effective over time and/or people might start to develop side effects after 
taking them for a while so need to change their medication regularly, we know it is not possible to calculate a meaningful ‘moment 
of intervention’ for a drug with any accuracy. 

The Haemophilia 
Society 

Main = 
Question 6 
-- Other = 

A key risk we have identified is that drugs may be prioritised on a diagnosis of a disease, rather than the severity of the disease. 
There are considerable differences in the benefits a drug can bring to sub populations, and by assessing the disease as whole rather 
than addressing particular circumstances drugs may be turned down, when they have a significant benefit to a small population of 
people with a particular disease. Both those who have inhibitors for haemophilia and those with advanced Hepatitis C are examples 
of where this may occur. By enabling these sub groups to access particular drugs, there could be considerable saving on future 
healthcare needs and patient wellbeing. 

Beating Bowel 
Cancer 

Main = 
Question 6 
-- Other = 

The major risk with the VBA proposals is that they fail to fix the most obvious weakness with the current NICE system, namely that it 
is no longer a credible mechanism for determining access to cancer treatments. NICE’s decisions are now out of step with 
international practice, the views and actions of clinicians in England and – increasingly – with the decisions of other HTA bodies in 
the UK. This situation is unsustainable and risks resulting in NICE becoming marginalised. 
 
Beating Bowel Cancer does not believe that every treatment should be automatically available, irrespective of clinical effectiveness 
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or cost. However, a system that denies access to almost every new treatment is not credible. Without credible processes for 
determining access, the inevitable consequence will be no process for determining access. This would be damaging for patients, 
clinicians and taxpayers. 
 
Instead, we urge NICE to make significant changes to its proposals, including: 
 
• Strengthening patient involvement 
• Recognising in the appraisal system that some treatments will deliver a much greater clinical benefit to some patients than that 
captured by median survival 
• Reinstating and widening the end of life criteria  
• Exploring the temporary lifting of the threshold, in recognition of the new PPRS 
• Introducing a new system of conditional recommendations, accompanied by the requirement for further evidence collection using 
real world data, for treatments with high levels of uncertainty in the evidence 
 
We would welcome the opportunity to work with NICE in developing these ideas. 

Bowel Cancer UK Main = 
Question 6 
-- Other = 

Yes. Patients must be able to access treatments that clinicians believe that they would benefit from. This should be the guiding 
principle of a value--based assessment approach. It is not clear how the proposals will protect and sustain the improved access to 
treatments that has been achieved through the Cancer Drugs Fund. Many patients have benefitted from the fund, and these 
benefits must continue to be realised in future NICE technology appraisal processes. The approach outlined relies heavily on the 
application of QALY measures and interpretation of the value--based assessment approach by the assessing committee, which risks 
becoming an inconsistent, unpredictable and obfuscated. 

Cystic Fibrosis Trust Main = 
Question 6 
-- Other = 

The exact nature of implementation is insufficiently described.  
 
If NICE was able to describe what explicit guidance it could provide regarding weighting and if a sufficiently sensitive way of 
calculating real Wider Societal Impact is developed, the risk of variation would be lessened. 

The MS Society Main = 
Question 6 
-- Other = 

It is difficult to comment on the risks associated with value-based assessment when the current consultation does not state which 
weights will apply to each modifier. However, while we welcome the inclusion of consideration of both burden of illness and wider 
societal impact, we are concerned that NICE could fail to consider the nuances of different patient populations in its technology 
appraisals. 
 
These differences will be exacerbated by an over reliance on QALY data. It is instead important for the Appraisal Committees to gain 
a greater understanding of the needs of people with different conditions by liaising with both patients and patient group 
representatives. 

Crohn’s and Colitis 
UK 

Main = 
Question 6 

Crohn’s and Colitis UK is unclear as to whether the Burden of Illness (BOI) and Wider Societal Impact (WSI) measures will be updated 
and reassessed, to reflect the development of new treatments for conditions with a high BOI and WSI. For example, if the new form 
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-- Other = of value-based assessment incentivises developments and innovative treatments which extend life, or make currently terminal 

conditions manageable for long-periods, will these conditions have their BOI and WSI reassessed, to reflect the decline in QALY 
shortfalls as a result of these new treatments? If conditions are not regularly reassessed to reflect the impact of new drugs, there is 
a risk of a perverse incentive to continue to develop treatments for these impairments, while other conditions lose out.  
 
We are also concerned that the definition of the beginning of QALY loss as being measured from ‘The start point from which the loss 
is calculated is the moment of intervention with the technology being appraised’ is imprecise and not workable when generalised 
across an entire disease population. For example, people with Crohn’s Disease and Ulcerative Colitis are frequently diagnosed in 
their teens and early twenties. However, it is common for IBD to be misdiagnosed for several years, and for people to only begin 
treatment in later life. There is also a precedent for new diagnoses at older age. It is not possible to measure the ‘moment of 
intervention’ for a drug with any accuracy, due to the individual nature of one’s condition and therefore not possible to derive a 
standardised QALY loss, as people who have been ill for long periods of time will already have suffered unmeasured QALY shortfalls. 
This is a difficulty inherent in attempting to derive a standardised Burden of Illness across an entire patient population, and 
therefore cannot be mitigated against if Value Based Assessment is taken forward. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
Question 6 
-- Other = 

Increasing the QUALY value using these proposed WSI/BOE proposals does nothing to try and argue down the demands for 
increased costs of drugs from producers, and in fact may increase price levels.  
Drugs to treat illnesses with a perceived low BOE/WSI may be displaced. 

Cancer 
Campaigning 
Group (CCG) 

Main = 
Question 6 
-- Other = 

Yes. The CCG believes that all cancer patients should have access to the treatments their doctors think they need and the group has 
concerns that there is a major risk that these proposals will not improve, and may instead reduce, cancer patients’ access to the 
medicines they need. 
 
The CCG has significant concerns that the proposals for the new system of value based assessment are consolidating rather than 
improving processes which have already been shown to present particular challenges for cancer medicines and those for other 
complex diseases. Unfortunately we do not consider that the consultation document adequately sets out how the challenges with 
NICE assessments, which led to the creation of the Cancer Drugs Fund, will be addressed in order to establish a more permanent 
solution to supporting access to cancer treatments. 
 
We are particularly concerned that the removal of the end of life criteria will be a retrograde step for cancer patients in terms of 
access to the treatments their clinician recommends. 

Breakthrough 
Breast Cancer 

Main = 
Question 6 
-- Other = 

Yes. Value based assessment was created out of the need to ensure that more drugs are made available to patients on the NHS. The 
risk of implementing value based assessment as currently proposed is that it will not achieve this aim. It almost certainly will not 
allow more cancer drugs to be made available on the NHS and the removal of the end of life criteria may mean that fewer cancer 
drugs are approved for use in the future.  
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The proposals as they stand will not allow patients to access the treatments that their doctors think they need. The drug pricing and 
approval process needs a much more radical overhaul to achieve this. NICE must fully support and engage with any such overhaul to 
ensure the system can deliver better access at a sustainable price to the NHS. 

Fit For Work UK Main = 
Question 6 
-- Other = 

There are concerns that, in the case of assessments which suggest interventions for working age people might improve labour 
market participation and productivity, citizens who are not economically active (eg the young and the very old) may be given lower 
clinical priority. We agree that this risk needs to be mitigated, especially if confidence in value-- based assessment is to remain high. 
We favour the Dutch approach where an assessment taking a wider societal perspective is compared with a traditional cost utility 
assessment to allow the net benefit to the wider economy and labour market to be fully appraised. 

The Patients 
Association 

Main = 
Question 6 
-- Other = 

It is important to note that there are certain groups of people who may need additional help in understanding the decisions or the 
rationale behind it due to their cognitive and other limitations and in such cases special efforts may be required to understand the 
wider social impact or benefit to prevent marginalisation of such groups. Engaging with voluntary sector or specific patients groups 
would be advantageous. 

British Society for 
Rheumatology 

Main = 
Question 6 
-- Other = 

The impact of these changes should be monitored over time, with a commitment to modifying the methodology if it becomes clear 
that the adoption of a value-based assessment approach has introduced unintended consequences 

European 
Haemophilia 
Consortium 

Main = 
Question 6 
-- Other = 

We have a concern that decisions to reimburse or not to reimburse a new drug may be based too heavily on broad disease groups 
and not based on severity, which may prevent access to some treatments. There is a risk that certain diseases or drugs would be 
prioritised based on conditions but not based on the severity of conditions, which would prevent access to treatments. For example 
the new Hepatitis C drugs could potentially be turned down for the entire patient group. However, access should be given to those 
in greatest need for example patients with cirrhosis and fast progression to prevent the inevitable cost of a liver transplant. 

Royal College of 
Physicians (RCP) 

Main = 
Question 6 
-- Other = 

The principle risks are: 
 
- That more drugs/treatments would be approved than the NHS budget can afford to pay for, and therefore more cost-effective 
existing treatments would be displaced by less cost-effective new treatments, with an overall decrease in the total health benefit. 
This could be partly mitigated by 
 
o lowering the basic cost-effectiveness threshold,  
o lowering the maximum cost-effectiveness threshold 
o allowing negative weighting in calculating the acceptable cost-effective threshold, so that while the threshold would be raised for 
treatments for those with an above average burden of illness, it would also be lowered for treatments for those with below average 
burden of illness 
o minimising the weighting given to the new modifiers would also partially mitigate this impact 
 
- An increase in inconsistency and unpredictability, and in particular an increase in judicial reviews of NICE decisions. This could be 
reduced by using explicit weighting between and within each modifier. However it is not clear what these weights should be. 
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Royal 
Pharmaceutical 
Society 

Main = 
Question 6 
-- Other = 

The major risk from adopting the value based assessment approach lies in the use and weighting of the two new modifiers. As 
stated earlier, there is little evidence to base the weights on and the application of the weights will affect the relative ranking of 
different conditions. 
 
NICE should develop explicit proposals for how the weights will be applied and consult widely on the proposals to ensure that the 
proposals are fair and reasonable. 

Royal College of 
Paediatrics and 
Child Health 

Main = 
Question 6 
-- Other = 

We are unclear if the current exceptions for very-rare and ultra-rare situations remain in place, or will these be incorporated 
somehow into the weightings. This is of particular relevance to many children and yong people with very rare, life-limiting 
conditions. 

UK Faculty of Public 
Health 

Main = 
Question 6 
-- Other = 

The major risk would seem to be the obvious one of overstating the value of a technology that has had the benefit of resources for 
focused evaluation and assessment and therefore, possibly, given a spurious justification for being of reasonable clinical 
effectiveness. This in turn leads to an opportunity cost, i.e. lost opportunities, for other technologies and interventions that are not 
subjected to similar in-depth assessments. There is a major piece of research commissioned around NICE’s work that suggests the 
QALY for many technologies is substantially below the £20,000 to £30,000 ICER in any case. 

European Society 
for Medical 
Oncology 

Main = 
Question 6 
-- Other = 

Yes, there are a few risks that may arise as a result of adopting the VBA approach as outlined above. In the paper it is stated that no 
discrimination will be displayed towards age or gender or weak categories (e.g. unemployed people) and that mitigation factors will 
be implemented. However, since the concept of wider societal impact (and benefit) is in the end the net difference between 
consumption and production, there is concern or lack of reassurance that for some groups of patients the benefit will be difficult to 
demonstrate, in particular for elderly patients, unemployed people, patients with comorbidities and in general “frail” patients 
groups. 
 
It is true that contribution to society may be provided in at least two ways: 1) by going back to work (and paying taxes); 2) by getting 
better and being able to consume less NHS resources. Most patients experience the benefits derived from new treatments and yet 
they are not in the position to go back to work: they may just have positive returns for themselves such as better pain control, 
improvement of their general status (less fatigue, improved appetite, etc.), of their QoL. 
 
It is acknowledged that the whole point is value, therefore the higher the value claimed, the higher the bar to demonstrate this 
value and this is acceptable. 
 
We need to first answer the question: where is the evidence to support the wider societal benefit coming from? 
How will these data be captured? How productivity (and as a consequence, loss of productivity) will be measured? Will this system 
be discriminatory towards subgroups of patients? Will these data derive from clinical trials or from post-licensing commitments? 
How long will it take to collect the data?  
 
Our main concern is that the collection of additional data (in excess of those from pivotal trials) in order to fulfil the new 
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requirements may possibly delay the HTA appraisal and as a consequence the access to new effective treatments. 
 
Early discussion between the Appraisal Committee, Industry and Academia might contribute to clarify the amount and the quality of 
information needed and could partially address this issue. A conditional reimbursement might be granted to fill the time-gap 
between the centralised regulatory approval and the availability of the body of data requested. 
 
We would also like to ask NICE if they have performed any exercise to see how many among drugs currently used for cancer 
diseases would pass the test of wider societal impact should they be analysed by the new set of values? The answers to these 
questions would help mitigating the associated risks that may arise from this new approach. 

Cancer Research 
UK 

Main = 
Question 6 
-- Other = 

As discussed above, both measures of proportional and absolute QALY shortfall are problematic in that the additional benefits they 
would add to the technology appraisal process are not clear. Furthermore, we are concerned that the proposed measure for WSI 
would disproportionately take patient age into account. 
 
The lack of information about how the new modifiers will be used is extremely concerning. It is important to understand this to 
provide an informed view of the impact of the proposals in the consultation. The development by NICE of guidance around use of 
the new modifiers must involve patients, clinicians and the public. 
 
As discussed in our further comments below, an opportunity for a wider reconsideration of the policy framework around access to 
drugs has been missed. 

Department of 
Health 

Main = 
Question 6 
-- Other = 

As set out in the responses to the questions above, the Department has identified a number of potential risks associated with the 
approach set out in the consultation document. To briefly recap, these include: 
 
i) The risk that the proposed approach to BoI does not strike a reasonable balance and appropriately reflect society’s preference to 
prioritise treatments that deliver the greatest overall benefits to patients, while firmly safeguarding against unjustified age 
discrimination and ensuring that benefits to individuals are valued equally regardless of their age (see response to Q1).  
 
ii) The fact that the approach to ‘wider societal impacts’ proposed would not measure or capture the impacts of treatments on 
people other than the patients themselves (i.e. impacts on wider society – see response to Q2). Associated with this, there may be a 
specific risk of challenge to the process, because where treatments did have a greater than average impact on wider society, it could 
be legitimately claimed that these effects were not being taken into account in the appraisal process.  
 
Iii) The risk that, if the maximum weighting for the majority of appraisals is not set at c.1.5 times the lower boundary of the current 
cost-effectiveness threshold (with a maximum of 2.5 times the lower boundary only for treatments which meet the criteria for 
application of the End of Life flexibilities), there would be a de facto increase in the threshold leading to higher costs for new 
treatments and poorer outcomes for patients overall. In particular, this approach would risk incentivising companies to set higher 
prices for treatments which would otherwise have been approved at the current threshold limit – leading to increases in costs 
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without any benefits to patients.  
 
Iv) The risk that, in the absence of a specific system of weights, including ‘step points’ or other scaling mechanism, for BoI and WSBs 
/ WSIs (if included), Appraisal Committees would find it extremely difficult to reflect the different value of different levels of BoI 
and/or WSBs / WSIs, and to apply weights in a way that is demonstrably consistent, transparent and predictable (see response to 
Q5). In particular, without a clear scale for applying weightings, Appraisal Committees could simply default to applying the 
maximum total weighting in assessing any treatment associated with BoI or WSBs/WSIs to any degree, which would clearly be 
disproportionate and would distort the system. 

Department of 
Health, Social 
Services and Public 
Services, Northern 
Ireland 

Main = 
Question 6 
-- Other = 

There could be a risk of disadvantaging groups protected by the Equality Act 2010, particularly age and disability. 

Public Health 
England 

Main = 
Question 6 
-- Other = 

The major risk would seem to be the obvious one of overstating the value of a technology that has had the benefit of resources for 
focused evaluation and assessment and therefore, possibly, given a spurious justification for being of reasonable clinical 
effectiveness.  This in turn leads to an opportunity cost, i.e. lost opportunities, for other technologies and interventions that are not 
subjected to similar in-depth assessments.  There is a major piece of research commissioned around NICE’s work that suggests the 
QALY for many technologies is substantially below the £20,000 to £30,000 ICER in any case.  
Funding is finite, affordability is fundamental and if this increases the number of positive appraisals by NICE then there would be an 
opportunity cost associated with this. It would be at the cost of discretionary spend by NHS commissioners ie CCGs and NHS 
England. 
Over the course of the year NHS commissioners must achieve financial balance and since healthcare needs are without limit, 
difficult choices have to be made about where to allocate resources. The NHS Constitution includes the pledge that such decisions 
are made in a clear and transparent way so that the public can understand them. There are winners and losers in such a system and 
the reasons for the decisions need to be readily available and easily understood. 
The overall proposal is very difficult to explain in simple terms. While the QALY is reasonably easy to describe as a concept, this 
refinement in its use makes for very complex explanations. When a ‘no’ decision is made it by NICE, making the rationale behind the 
decision clear will be a challenge. 
Should these proposals go ahead Public Health England would welcome the opportunity to work further with NICE on assessing any 
possible population effects of the changes proposed. 

Centre for Health 
Economics, 
University of York 

Main = 
Question 6 
-- Other = 

Value-Based Pricing and Assessment: NICE’s Proposals will do more harm than good 
 
Karl Claxton, Tony Culyer, Susan Griffin, Andrea Manca, Claire McKenna, Stephen Palmer, Mark Sculpher, Eldon Spackman, Marta 
Soares  
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Summary 
 
NICE’s proposals for ‘value-based assessment’ fail to address the key aspect of the DH terms of reference: ‘displacement’.  More 
importantly, by failing to address the questions of what is displaced we can confidently predict that NICE will fail in its 
responsibilities to NHS patients.  Indeed, were they to be implemented, the proposals NICE has made will do significantly more harm 
than good: they will reduce population health and make the NHS less accountable, less fair and less equitable. 
 
The fundamental flaw in NICE’s plans is not their desire to widen the concept of ‘value’ to reflect disease burden or their rejection of 
the net production approach to wider social benefits.  Rather, it is the Institute’s failure to acknowledge and account for the fact 
that decisions to recommend products which impose additional costs on the NHS may generate additional value to some patients 
but impose a loss in value to others. 
 
No basis of decision making can avoid value judgements about the social legitimacy of different measures of outcome and the 
proportionality of the means used to achieve them.   The discrimination that is inherent in NICE’s proposals which is impossible to 
justify is the failure to consider the interests of NHS patients.   By proposing rules for recommending new treatments which impose 
higher and higher costs on the NHS in relation to the health outcomes they offer, and by pushing for a widening of the benefit 
measure for new treatments whilst ignoring the benefits forgone as existing services are displaced to provide the funding, NICE is 
recommending a methodology that is bound to fail a huge number of patients just because they cannot be identified in the same 
way as known stakeholders and the direct beneficiaries of new interventions.   
 
Background 
 
In 2007, the UK’s Office of Fair Trading raised concerns about the prices the UK National Health Service pays for branded 
prescription pharmaceuticals.[1]  The OFT suggested that the prices paid by the NHS ought to be based on an assessment of the 
value that each drug offers to patients.  The price paid would be the maximum the NHS could afford, where the additional benefits 
offered by the drug would just offset the benefits that would be lost or ‘displaced’ elsewhere because the additional NHS 
expenditure required would be not available to offer care of benefit to other NHS patients.  It is this principle, of paying the 
maximum but no more than the maximum for branded pharmaceuticals (only while they are protected by their patent) that became 
known as value-based pricing (VBP).[2, 3]   The issue of how to establish mechanisms that would enable manufacturers to negotiate 
value-based prices for the NHS that might be lower than in other countries was identified then, and now, as an essential element of 
any useful scheme.[2-4]      
 
In 2010 the new coalition government sought to translate the principles of VBP into a set of specific policy proposals.[5, 6]   
Subsequently much attention focused instead on widening the concept of ‘value’ in the drug appraisal process by reflecting the 
value attached to improvements in different types of health (e.g., the burden of the disease being treated and non-health impacts 
on patients, their carers and families, and the wider economy).  The Department of Health (DH) developed these proposals into a 
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set of detailed methods for assessing the value of new drug therapies.[7]  The National Institute for Health and Care Excellence 
(NICE) was then given the responsibility for incorporating these into its Guide to Methods of Technology Appraisal subject to specific 
terms of reference from the DH, which included the need to incorporate disease burden and wider social benefits into its methods.  
A key aspect of these terms of reference was that any aspects of value that are considered as potential benefit must also be 
included in an assessment of the value that is expected to be displaced making best use of the evidence currently available.  NICE 
produced a consultation document in March 2014 defining an approach it considers to reflect the DH’s terms of reference, whilst 
being consistent with NICE’s remit to represent the interest of all NHS patients by ensuring that new technologies are cost-
effective.[8]  We argue that NICE proposals for ‘value-based assessment’ fail to address the key aspect of the DH terms of reference: 
‘displacement’.  More importantly, by failing to address the questions of what is displaced, we can confidently predict that NICE will 
fail in its responsibilities to NHS patients.  Indeed, were they to be implemented, the proposals NICE has made will do significantly 
more harm than good: they will reduce population health and make the NHS less accountable, less fair and less equitable. 
 
Cost-effectiveness, displacement and thresholds 
NICE has been very clear in how it defines cost-effectiveness in its decision making: that the ‘benefits are greater than the 
opportunity costs of programmes displaced to fund the new technology, in the context of a fixed NHS budget’ (p10, para 1.4.2).[9]  
This approach to assessing the value of new technologies is central to NICE’s role of balancing the interests of patients who stand to 
gain from new prescription pharmaceuticals and those who, as a result of the displacement of services from which they benefit in 
order to fund the new interventions, experience a deterioration in their health.  In asking NICE to widen the definition of value it 
uses in appraisal, the importance of opportunity cost in the DH’s terms of reference was clear:  ‘Adopt the same benefit perspective 
for all technologies falling within the scope of VBP, and for displaced treatments’ (Appendix 1).[8]  NICE’s proposals are a significant 
departure from this requirement. 
 
Opportunity cost, or displacement, is reflected in NICE’s assessment and appraisal process through the cost-effectiveness threshold.  
This is an assessment of the amount of additional NHS cost that is expected to result in one quality-adjusted life-year (QALY) being 
given up by other patients elsewhere in the NHS as other services and care are displaced.  This threshold is the criterion used to 
judge cost-effectiveness, i.e., by comparing it to the cost per QALY offered by a new technology (the incremental cost-effectiveness 
ratio, ICER).  If the ICER is less than the threshold then the technology can be regarded as cost-effective because more health is 
expected to be gained than lost.  Since 2004 NICE has specified threshold range of£20,000 and £30,000 per QALY.  These lower and 
upper bounds were based on the values implied by the decisions made by NICE prior to 2004 and are widely recognised (including 
by NICE) as having little or no empirical foundation.   
 
The threshold range and ‘acceptance creep’ 
The current proposals recommend that the upper bound of this range should be increased to £50,000 per QALY for all technologies.   
It seems the judgement of which threshold to apply within this range is to rest on informal consideration of whether the burden of 
disease is to be regarded as sufficiently high when measured in two different ways rather than on explicit weights which might be 
founded on such evidence as there is (see below).  Important questions include how NICE will resist the pressure to apply higher 
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thresholds (what is “high” and what is “too high” within the range?), what recent history tells us about the NICE’s ability to resist 
this pressure, whether a proper empirically-based assessment of displacement will be undertaken, and an assessment of the likely 
consequences for all NHS patients (including those suffering from displacement effects)? 
       
Recent history does give cause for concern about the proposed increase in the threshold range. Despite setting out the, similarly 
informal, considerations of when the current lower or upper bound should be applied,[10] it seems that for many years now NICE 
has not rejected technologies with ICERs below the upper bound of £30,000 per QALY.    It is not clear what lies behind this apparent 
‘acceptance creep’ where the stated upper bound has gradually become the effective lower bound.  NICE’s criteria for special 
consideration of life extending interventions given to patients at end of life may be one explanation.[10]  A new medicine that fulfils 
these criteria may have an ICER of up to £50,000 per QALY and still be recommended.  The conditions for satisfying these criteria 
are, however, very specific and apply to a small proportion of new products.   Recent research has shown that, even when end of 
life criteria do not apply, many technologies with ICERs above £30,000 per QALY are recommended.  Using a range of statistical 
models, Dakin et al found that, of 510 NICE decisions where the new technology added to NHS cost, the estimated ICER resulting in 
a 0.5 probability of rejection ranged from £39,417 to £43,949 per QALY.[11]   
 
One obvious explanation for ‘acceptance creep’ is that the broad selection of stakeholders who contribute to the NICE process 
excludes a key constituency: those unknown NHS patients whose health may deteriorate as a result of the opportunity costs 
imposed by NICE decisions.  NICE undoubtedly faces extensive pressure from the direct beneficiaries of a positive recommendation, 
including: manufacturers, patients and their clinicians.  Indeed these stakeholder groups have, quite appropriately, become an 
important part of the appraisal process, participating in Appraisal Committee meetings and, during consultation, in preparing and 
revising draft guidance.  Without institutional leadership to ensure balance, there is much less pressure on committees to consider 
explicitly the services which are likely to be cut as a result of the additional costs imposed and the amount and type of health 
outcomes that are likely to be displaced for particular groups of patients.  The Institute has an important responsibility to support 
the independent Appraisal Committees in their duty to consider the unrepresented NHS patients within this process.  It may be an 
understandable phenomenon – not unlike the familiar pattern whereby the regulated come to control the regulators – and one for 
which it may not be easy for NICE to provide countervailing influences, but it is nonetheless prejudicial to NICE’s ability to be fully 
mindful of the interests of all its stakeholders and not just those already represented within this process.     
 
Irrespective of the reasons, it is quite clear (empirically) that the official lower bound of the NICE threshold (£20,000 per QALY) is 
generally not the relevant one; and that the upper bound (£30,000 per QALY) has effectively become the starting point for 
deliberation.[11]   The dangers of further ‘acceptance creep’ following the proposed increase in the upper bound, appear self-
evident.  These dangers are much more likely to be realised without an explicit set of weights which would identify when burden 
(however it might be measured) should be regarded as sufficiently high or low to justify a higher or lower threshold to be applied. 
This judgement of an appropriate threshold also requires an assessment of the burden associated with those diseases where health 
is expected to be displaced. This is possible if explicit weights are specified but impossible to quantify without it. 
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Potential consequences of increasing the threshold range  
The potential consequences for population health, accountability and fairness of extending the £50,000 threshold beyond end of life 
criteria should be of deep and general concern.  And especially so, as it comes after the presentation and publication of the only 
empirical research to have estimated a threshold using national data on local NHS expenditure and mortality outcomes across 
different disease areas.[12] This peer-reviewed NIHR and MRC funded research was originally suggested by NICE as a topic for the 
MRC in 2009  The results suggest that the upper bound of £30,000 is certainly too high and even the increasingly irrelevant  lower 
bound , maybe too high as well.[12] The recent agreement between the DH and the Association of the British Pharmaceutical 
Industry,[13] took the current threshold of £20,000 per QALY to be an appropriate ‘basic threshold’ representing (unweighted) 
QALYs displaced.  Given this agreement and the evidence currently available, it is the lower bound of £20,000 not the upper £30,000 
or the proposed £50,000 per QALY that would seem the most appropriate to assess the health that is likely to be displaced.   
 
The scale of the health consequences of the observed ‘acceptance creep’ and the potential threat these proposals pose to the NHS 
can be simply illustrated.  For example, a new technology with an ICER of £30,000 that would cost the NHS an additional £10m per 
year to fully implement would be expected to generate up to 334 additional QALYs each year.  However, finding the £10m required 
from existing resources would be expected to lead to a loss of 500 QALYs each year.  The health effects of £10m reported in Table 1 
indicates how these 500 QALYs are likely to be made up including: i) the type of health effects (e.g., 33 additional deaths and 151 life 
years); and ii) where these different types of health effects are likely to occur, e.g., with greater life-year effects in cancer and 
circulatory diseases and greater quality of life effects in mental health and respiratory and neurological diseases.  
 
The ‘acceptance creep’ that this been evident for some time suggests that NICE may already be doing more harm than good, e.g., a 
net loss of 166 QALYs for every additional £10m costs that NICE guidance imposes on the NHS.  However, a new technology with an 
ICER of £50,000 that would also cost the NHS an additional £10m per year to fully implement would only be expected to generate 
up to 200 additional QALYs each year.  The costs would be expected to displace the same amount and type of health so the net 
harms to the health of NHS patents will increase, e.g., a loss of 300 QALYs for every £10m of NHS costs imposed by NICE guidance. 
 
Of course any assessment of an appropriate threshold, even one based on an assessment of the balance of existing evidence, is 
inevitably uncertain.  Adopting a threshold that is too low will also reduce health because access to some health care will be 
restricted when it need not be. Equally, maintaining a threshold that is too high will be expected to damage health outcomes for 
other NHS patients. Therefore, there seems little justification to maintain thresholds that are higher than the balance of evidence 
suggests, despite the obvious sectional stakeholder interest in doing so.  Nor is there an excuse for acquiescence in the type of 
‘acceptance creep’ that appears to have taken place and no justification for proposals that pose real dangers of further damaging 
creep. 
 
Table 1  The health impact of £10m (cost per QALY threshold of £20,000) based on estimates in Claxton et al.[12] 
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Reflecting other aspects of value 
Applying any threshold that is higher than one that reflects the health that is expected to be displaced will inevitably and necessarily 
reduce overall health outcomes (more QALYs will be lost than gained).  This may be reasonable, legitimate and widely acceptable if 
the type of health that is gained is regarded as more valuable than the health that is lost.  Therefore, taking account of other aspects 
of value associated health (e.g., burden of disease) or non-health aspects of value (e.g., wider social impact) requires an assessment 
of how much improvement in health (QALYs) is worth giving up to achieve more of these health and non-health attributes of 
benefit; and, once these weights have been specified, how much health and non-health attributes are expected to be displaced.  
The proposals from NICE do neither, despite been presented with evidence, analysis and alternative mechanisms that would allow 
both of these necessary conditions to be met. 
 
 
Burden of disease  
The Institute’s end of life criteria reflect some consideration of disease burden.  The original intention in 2009 was for medicines 
meeting these criteria to have their estimated QALY benefit ‘up-weighted’ to reflect the extra priority given to improvements in 

Change in spend Additional deaths LY lost Total QALY lost Due to premature death Quality of life effects

Totals 10 (£m) 33 151 500 97 403
Cancer 0.45 2.4 24.3 17.0 15.8 1.2
Circulatory 0.76 14.7 75.0 69.7 47.7 22.1
Respiratory 0.46 8.6 10.4 148.4 6.5 141.8
Gastro-intestinal 0.32 1.7 16.0 28.4 10.5 17.9
Infectious diseases 0.33 0.5 3.4 10.2 2.3 7.8
Endocrine 0.19 0.4 3.2 39.2 2.1 37.1
Neurological 0.60 0.8 4.2 70.6 2.8 67.8
Genito-urinary 0.46 1.5 2.1 6.9 1.4 5.5
Trauma & injuries* 0.77 0.0 0.0 0.0 0.0 0.0
Maternity & neonates* 0.68 0.0 0.3 0.1 0.1 0.1
Disorders of Blood 0.21 0.2 1.1 14.1 0.7 13.4
Mental Health 1.79 1.8 8.3 61.6 5.4 56.3
Learning Disability 0.10 0.0 0.1 0.5 0.1 0.4
Problems of Vision 0.19 0.0 0.1 2.7 0.1 2.7
Problems of Hearing 0.09 0.0 0.1 9.1 0.1 9.0
Dental problems 0.29 0.0 0.0 4.4 0.0 4.4
Skin 0.20 0.2 0.7 1.2 0.5 0.8
Musculo skeletal 0.36 0.3 1.2 15.0 0.8 14.3
Poisoning and AE 0.09 0.0 0.1 0.5 0.1 0.5
Healthy Individuals 0.35 0.0 0.1 0.5 0.1 0.4
Social Care Needs 0.30 0.0 0.0 0.0 0.0 0.0
Other (GMS) 1.01 0.0 0.0 0.0 0.0 0.0



Responses to TA Methods Addendum Public Consultation         200 of 318 

Name & Org Sections Comments 
health in these types of patients.  NICE commissioned research to establish whether there was such a priority and what weights 
might be appropriate.  Despite the evidence reported in this and other research, no weights have been defined by NICE or used to 
inform its methods and processes.  Instead, over time, the up-weighting has been applied to NICE’s threshold rather than to the 
QALY benefit.  Furthermore, this adjustment to the threshold has been partial, failing to reflect the fact that a proportion of patients 
who experience negative health effects as a result of the costs of NICE guidance may also have very short life expectancies.  
However, any negative impact of the end of life criteria on population health (and possibly health at the end of life as well) is likely 
to have been mitigated to some extent by the very specific circumstances of its use.   
 
NICE’s proposals on how to reflect disease burden offers no such mitigation.  It applies to all technologies appraised by NICE.  By 
choosing to represent burden using a measure of proportional shortfall, this effectively subsumes and markedly extends the type 
considerations in end of life to all technologies.  Proportionate shortfall is the expected QALYs lost due to having a disease (the 
difference between quality adjusted life expectancy for the general population and those with the disease) as a proportion of the 
remaining quality adjusted life expectancy with disease (all matched for age and gender).   Again, no weights are specified for how 
this concept of burden would ‘up-weight’ QALYs gained.  Instead, a maximum weight of 2.5 is stipulated and would apply to the 
cost-effectiveness threshold for treatments of diseases considered to be high burden.   The most serious concern is the failure to 
reflect this measure of burden and the up-weighting that is to be implicitly applied to the type of health that is likely to be displaced 
so it can be properly reflected in the threshold. Table 1 gives an indication of the type of health likely to be lost and in which disease 
areas.   
 
The summary results in Table 1 are founded on estimates at 3 digit ICD code for age and gender distribution of the prevalent at risk 
populations.  Therefore, the burden (absolute and proportionate shortfall) can be estimated for each ICD code.  If a set of weights 
had been specified, then weighted QALYs displaced can be calculated and a weighted QALY threshold reported (based on which 
ever basic QALY threshold is deemed appropriate).  These measures of burden are reported in Table 2 for a sample of the ICD codes 
in which NICE has issued guidance over recent years.  Of course the burden associated with a particular technology for a particular 
indication and patient population would be better estimated within the assessment reports and manufacturers submissions (as 
suggested in NICE’s proposals), rather than using these averages for each ICD code.  However, even in the absence of weights it 
does show that there is quite considerable burden associated with the average of displaced QALY effects across the 1500 ICD codes. 
 
Accounting for burden will necessarily mean that NICE’s recommendations will reduce overall health, but the failure to reflect the 
implications of quantifying disease burden for opportunity costs is likely to lead to the perverse result that the burden-adjusted 
health gained from new technologies may well also be less than the burden-adjusted health that is displaced.  This is entirely at 
odds with NICE’s founding remit, the stated objectives of their own proposal, the DH’s terms of reference and the interests of NHS 
patients. 
 
Table 2. Burden associated with the average of displaced QALY effects 
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Wider social impact 
The problems do not end there, however, as NICE’s approach to reflecting ‘wider social impact’ risks further damaging both 
population health and those other non-health attributes that are believed to be valuable.  The Institute is very clear that the DH’s 
framework for reflecting the net impact of gains in individuals’ health on others would have a pronounced age gradient.  This is 
because older people are generally less productive even when allowing for non-marketed services such as informal care.  Life 
extending interventions could, therefore, result in negative wider social benefits for some types of diseases where the patient 
population tends to be older, e.g., patient populations where on average the consumption of marketed and non-marketed services 
would be greater than their marketed and non-marketed production.  NICE believes that the anticipated relationship between age, 
its association with different diseases and wider social benefits makes this approach inconsistent with government legalisation on 
age discrimination.   NICE therefore rejects measures of wider social benefits based on net production. 
 
There are indeed reasons to be cautious, but not those cited by NICE.  Measuring and valuing non-health effects poses difficult and 

Code Disease (pharma ICDs).  Cancer in 
blue.

C22 Liver cancer 10.70
C25 Pancreatic cancer 9.97
C34 Lung cancer 9.68
F20 Schizophrenia 7.62
G35 Multiple sclerosis 6.18
C92 Myeloid leukaemia 6.15
G20 Parkinson's disease 4.60
C90 Myeloma 4.45
J43 Emphysema and COPD 3.80
C64 Kidney cancer 3.75
F30 Depression 3.63
M05 Rheumatoid arthritis 2.83
E11 Diabetes 2.68
displ (average displaced QALY) 2.07
J45 Asthma 1.86
G30 Alzheimer's disease 1.68
F03 Dementia 1.68
G40 Epilepsy 1.32
C18 Colon cancer 1.28
I26 Embolisms, fibrillation, thrombosis 1.16
C61 Prostate cancer 1.06
I21 Acute myocardial infarction 1.00
I64 Stroke 0.83
C53 Cervical cancer 0.60
C50 Breast cancer 0.55
A40 Streptococcal septicaemia 0.38
J30 Allergic rhinitis 0.30
M81 Osteoporosis 0.28
K50 Irritable Bowel Syndrome 0.26
J10 Influenza 0.19
L40 Psoriasis 0.19
E66 Obesity 0.18
M45 Ankylosing spondylitis 0.11

Burden of Illness    Absolute 
QALY loss

Code Disease (pharma ICDs).  Cancer in 
blue.

Expected QALYs 
if healthy

Prop shortfall

C22 Liver cancer 14 73%
C25 Pancreatic cancer 13 73%
C34 Lung cancer 14 71%
C92 Myeloid leukaemia 21 38%
G20 Parkinson's disease 17 31%
C90 Myeloma 19 31%
C64 Kidney cancer 28 22%
G35 Multiple sclerosis 46 18%
J43 Emphysema and COPD 26 17%
G30 Alzheimer's disease 11 14%
F03 Dementia 11 14%
F20 Schizophrenia 63 12%
M05 Rheumatoid arthritis 28 11%
C61 Prostate cancer 18 11%
I26 Embolisms, fibrillation, thrombosis 22 11%
E11 Diabetes 27 11%
C18 Colon cancer 23 10%
I21 Acute myocardial infarction 19 9%
I64 Stroke 24 8%
displ (average displaced QALY) 42 8%
F30 Depression 58 6%
G40 Epilepsy 44 4%
J45 Asthma 61 4%
C50 Breast cancer 33 3%
C53 Cervical cancer 39 3%
L40 Psoriasis 13 2%
J10 Influenza 38 2%
M81 Osteoporosis 25 2%
J30 Allergic rhinitis 45 2%
A40 Streptococcal septicaemia 59 2%
K50 Irritable Bowel Syndrome 46 1%
E66 Obesity 66 0%
M45 Ankylosing spondylitis 30 0%

Burden of Illness - proportional
(QALY loss / Expected QALYs if healthy)
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disputed questions of social value which are unavoidable when attempting to measure and value non-health effects on patients, 
carers and wider society.  Nonetheless these DH estimates combine all marketed and non-marketed effects on patients, carers and 
wider society using evidence currently available, and using principles and methods that are consistent with the Green Book [14] (a 
requirement of the terms of reference from DH).  These measures are reported in Table 3 for the same sample of ICD codes.  Again, 
it is important to note that there are positive wider social benefits associated with the average of displaced QALY effects (i.e., 
£11,611 per QALY). 
 
Our view, expressed in a previous research report for DH and presented to NICE during the update to the methods guide in 
2013,[15] is that formally incorporating these assessment offers few benefits to NHS because the UK represents only 3% of the 
world market in branded drugs so has little influence on what drugs are developed.  The costs include potentially divisive disputes 
about social values which might undermine the ethos of the NHS and, unless the wider social benefits displaced are properly 
accounted for, it also runs a similar risk that the inevitable reduction in health outcomes will not be compensated by net gains in 
non-health social benefits (more non-health social benefits will be displaced than gained). 
 
NICE objects, however, on other grounds (see note on discrimination below) and, instead, introduces an alternative concept of 
wider social impact, which is in fact the expected QALYs lost due to having a disease (the difference between quality adjusted life 
expectancy for the general population and those with the disease matched for age and gender).  It is proposed that this ‘absolute 
shortfall’ measure of burden will be taken into account by appraisal committees alongside ‘proportional shortfall’ in the same way; 
that is, by applying a maximum weight of 2.5 to the ‘basic’ threshold of £20,000 per QALY.   Exactly the same problems apply to this 
as to their proposed proportionate measure of burden (see above).  There are no explicit weights proposed, whether evidence-
based or not, and there is no way to account for displacement.   
 
There are other perversities and potential inequities as well.  Although their proposals imply some correlation with the DH’s 
proposals for capturing wider social benefits as net production effects, using absolute burden (Table 2) as a proxy or surrogate for 
wider social benefits (Table 3) is quite clearly fallacious.  Not only are they obviously unrelated, but any relationship is more likely to 
be negative (compare the ranking by ICD code).  The two measures that NICE proposes lead to similar ranking.  This has 
consequences for patients with certain diseases, which might be regarded as unfair.  For example improving health in ankylosing 
spondylitis offers very high wider social benefits (higher than what is likely to be displaced in Table 3), but would be scored very low 
using the two measures NICE proposes (see Table 2).  Similarly the wider social benefits associated with improving health outcomes 
in depression are high and more than the benefits likely to be displaced.  However, when using the measure that NICE proposes, it is 
much lower, and less than the burden likely to be displaced.  Whether or not the implication of what NICE is proposing do represent 
anticipated, reasonable, shared and sustainable social values is unclear.  The UK evidence suggests some support of weights on 
absolute burden (people are willing to accept smaller improvements in health when the gains are in areas high absolute burden), 
but as a measure of severity and burden of disease not as a proxy for wider social benefits.[16]  There is no UK evidence that 
supports the use of weights for proportional short fall.   Society’s preference for more rather than less resources for other uses 
(both marketed and non-marketed) seems self-evident.  
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Table 3. Wider social benefits associated with the average of displaced QALY effects 
 

 
 
What is clear is that the pressure will again be to characterise a large proportion of new treatments as treating ‘special’ diseases 
(defined in terms of one or other of the measures of burden) and routinely to push acceptable ICERs towards £50,000 per QALY.  
Disease is characterised only in one direction:  treatments perceived to be treating ‘high burden’ disease will be favourably treated, 
but there are no plans to deal with treatments for ‘low burden’ disease less favourably than is currently the case.  So NICE decisions 
can be expected to pile yet further costs on Clinical Commissioning Groups who are expected to free-up resources by displacing 

Code Disease (pharma ICDs, n/a's 
deleted).  Cancer in blue.

M05 Rheumatoid arthritis £30,034
E11 Diabetes £27,421
M45 Ankylosing spondylitis £26,190
F30 Depression £23,489
F20 Schizophrenia £22,697
J45 Asthma £20,100
M81 Osteoporosis £17,910
G35 Multiple sclerosis £15,482
J43 Emphysema and COPD £14,525
G40 Epilepsy £14,245
L40 Psoriasis £11,890
displ (average displaced QALY) £11,611
E66 Obesity £8,138
C53 Cervical cancer £6,912
K50 Irritable Bowel Syndrome £6,284
J30 Allergic rhinitis £5,234
G20 Parkinson's disease £3,102
C50 Breast cancer £2,888
G30 Alzheimer's disease £351
zero (zero BoI, WSB condition) £0
A40 Streptococcal septicaemia -£513
F03 Dementia -£2,430
I64 Stroke -£6,949
C18 Colon cancer -£8,061
C61 Prostate cancer -£10,602
C64 Kidney cancer -£13,211
I21 Acute myocardial infarction -£14,395
I26 Embolisms, fibrillation, thrombosis -£16,752
J10 Influenza -£21,568
C90 Myeloma -£23,382
C92 Myeloid leukaemia -£24,813
C22 Liver cancer -£32,709
C34 Lung cancer -£36,067
C25 Pancreatic cancer -£53,860

Net production

£ per QALY
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other patients’ services with inevitable consequences for their health.   
 
The fundamental flaw 
 
The fundamental flaw in NICE’s plans is not their desire to widen the concept of ‘value’ to reflect disease burden or their rejection 
the net production approach to wider social benefits.  Rather, it is the Institute’s failure to acknowledge and account for the fact 
that decisions to recommend products which impose additional costs on the NHS may generate additional value to some patients 
but impose a loss in value to others.  This is true whether or not health is burden-adjusted.  Table 2 clearly shows that, whatever 
measure of burden is used, some NICE recommendations relate to diseases with higher burden than the average associated with 
diseases linked to service displacement as a result of NICE imposing additional cost on the NHS; but some recommendations relate 
to lower burden diseases than the diseases associated with displacement.   
 
NICE really cannot claim, therefore, that all its recommendations are associated with higher burden diseases than those for which 
services are reduced or removed.  Rather, this should be established empirically using a burden-adjusted estimate of the NHS cost-
effectiveness threshold.  NICE has everything it needs to do this.  The DH commissioned research to estimate preference weights 
from the public associated with disease burden.[16]  These can be used to burden-adjust estimates of QALYs gained from new 
treatments being appraised.  These can be compared with a burden-adjusted cost-effectiveness threshold based on estimates of the 
pattern of diseases experiencing service displacement in the face of NICE guidance with additional costs, together with mean age 
and gender profiles.[12]   
 
A word on discrimination 
NICE is clear that it rejects the DH’s preferred measure of wider social benefits because of concerns that it will lead to discrimination 
against the elderly.  There may be good reasons for NICE not formally quantifying wider social benefits as part of its appraisal 
process.  It is not clear what advantage their inclusion would have in terms of incentivising pharmaceutical investment or achieving 
better drug prices for the NHS.  In addition to engendering potentially divisive disputes about the social values that the NHS should 
employ in making resource allocation decisions, inclusion of the wider effects would risk interventions offering no additional value 
being inappropriately recommended by NICE.[15]   
 
However, justifying the exclusion of wider social benefits on the basis of discrimination is wrong for two reasons.  The first is that all 
resource allocation decisions inevitably discriminate for and against particular types of individuals; the question is whether this is 
fair or unfair, efficient or inefficient.  As long as the outcomes are legitimate (here net gains in population benefit) and the means 
are proportionate, even ‘protected characteristics’ such as age which are identified in UK legislation can be used to inform decisions.  
Secondly, NICE is inconsistent in how age is factored into its proposals.  Age discrimination is cited as the reason for excluding wider 
social benefits from its proposals.  Both of the measures of disease burden detailed in their plans, however, are also directly related 
to age; proportionate shortfall tends to discriminate against the young and absolute shortfall against the old.  Indeed, the 
magnitude of benefit as quantified by the standard QALY (unadjusted for burden), which is central to NICE’s current methods, is also 
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correlated with age.    
 
 
Conclusions 
No basis of decision making can avoid value judgements about the social legitimacy of different measures of outcome and the 
proportionality of the means used to achieve them.   The discrimination that is inherent in NICE’s proposals which is impossible to 
justify is the failure to consider the interests of NHS patients.   By proposing rules for recommending new treatments which impose 
higher and higher costs on the NHS in relation to the health outcomes they offer, and by pushing for a widening of the benefit 
measure for new treatments whilst ignoring the benefits forgone as existing services are displaced to provide the funding, NICE is 
recommending a methodology that is bound to fail a huge number of patients just because they cannot be identified in the same 
way as known stakeholders and the direct beneficiaries of new interventions.   
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ScHARR Main = 
Question 7 
-- Other = 

See below. The key problem hinges around the use of absolute shortfall as a measure of societal impact. Additional major problems 
are the lack of evidence of the maximum weighting and the lack of guidance on the separate shortfall weightings. If NICE wants to 
take into account WSI then this should be done directly for those elements it wants to take into account – such as other 
Government departments, carer time and so forth. If something is not politically acceptable, such as productivity, then this should 
be excluded. 

PharmaPrice 
International Ltd 

Main = 
Question 7 
-- Other = 

I have in my above responses tried to explain why the narrow approach adopted in this consultation is not addressing the broader, 
and I would argue more immediate and very dangerous (for access to affordable healthcare in the UK) aspects effecting how the UK 
determines value, sets drug prices and establishes whether reimbursement should be granted. I will now try to illustrate this clearly, 
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which will help NICE to understand some of the points I am seeking to help you with.  
 
The use of inappropriate QALY thresholds and the rise of Patient Access Schemes as a flawed Band-Aid to fix the wrong problem 
 
The main issue is that NICE is over relying on a QALY-threshold to determine a drug’s reimburseability and access in the UK. Deriving 
a QALY threshold more intelligently through the adoption of VBA will therefore not effect this, just make a bad process a little less 
bad.  
 
In the past PAS programmes, agreements at product level to effectively restrict the costs to the NHS for acquiring certain medicines, 
have been the exception and not the rule, as only some drugs went through a formal NICE appraisal and only some of these went on 
to have a PAS, mostly when NICE determined that without a PAS, and at the list prices stated under the PPRS, the drug would not be 
considered cost effective and so would not be covered by the NHS.  
 
The very detailed attention provided in the new PPRS agreement to Patient Access Schemes (PAS provisions cover 8% of the main 
document) imply a clear expectation by the DH that in order to comply with NICE’s cost per QALY threshold of £20,000, (or 
whatever modifiers are used through adopting VBA), manufacturers are in many cases going to be obliged to provide a level of 
price-lowering discount because the ‘natural’ price level, considered acceptable in mainland Europe, will be adjudged too high for 
NICE. Thus, the increasing use of PAS is seen as predominantly a response to NICE appraisals consistently failing to recognise a 
drug’s value as assessed by other European countries. I would suggest that the solution is a fairer and more realistic appraisal by 
NICE (with a relaxation of the rigid QALY threshold which seems increasingly out of line with how other countries are assessing the 
value of a drug) and thus doing away with the need to run complex, unpopular and both difficult and costly to administer PAS 
programmes whose only rationale is to enable a non-transparent discount. 
 
As mentioned, a major factor relating to PAS is the confidentiality of the discount level. With the importance of maintaining a higher 
list price than transaction price, so that the manufacturer agrees a price that NICE is prepared to grant reimbursement for whilst at 
the same time not damaging prices abroad through international reference pricing (IRP) to the ‘low’ net UK prices, this arrangement 
will only work if the referencing countries use, as they do today, NHS list prices (as printed in the BNF, MIMS and Chemist and 
Druggist for instance) and not the post-PAS transaction prices. However, it does not seem clear from clauses 5.45-5.46 in the new 
PPRS just how confidential the PAS scheme details will now be. If other European countries which reference the UK can easily access 
the PAS scheme details and modify down the UK price in their reference baskets accordingly, then access to medicines in the UK will 
be greatly endangered. Why? Because manufacturers will be compelled to think harder about the financial benefits of launching 
new drugs in the UK and compelling NICE to reconsider the level of price it is prepared to grant reimbursement for in order to 
ensure that new drugs are launched in the UK. If NICE sticks rigidly to its flawed and over-rigid approach to value assessment, as the 
gatekeeper of drug reimbursement in the UK, then without PAS schemes as a tool to enable drug companies to offer rebates to the 
NHS so that net prices are significantly lower (and more acceptable) than list prices, a manufacturer may decide not to launch its 
drugs in the UK at all. 
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Put simply, if the UK NHS is not prepared to pay the same amount for drugs as other European countries are, due to NICE’s overly 
strict interpretation and employment of QALY values, manufactures may not launch those drugs in Britain at all, and thus UK 
patients would be denied drugs which patients in France or Germany are receiving. This is because if the only way to get a NICE 
approval is to effectively over-discount drugs in the UK, (as the only way to get under the NICE QALY threshold) so that say they are 
10%-30% below levels charged in other markets, it may be more commercially prudent for a company not to launch the drug in the 
UK, as by so doing, though IRP, revenues across Europe would be significantly compromised by overly-low UK prices. 
 
Furthermore, whilst it is stated in the PPRS agreement that one of its tenets is the support of R&D innovation through the IHW 
(Innovation, Health and Wealth) initiative, referred to in clause 4.11 of the new PPRS, the rigorous application by NICE of a cost per 
QALY threshold of £20,000 has been seen to run counter to this ambition. With VBA, NICE is more likely to be able to adhere to the 
principals of IHW, but with its standard appraisal approach, many observers have suggested that R&D innovation is not adequately 
dealt with and nobody knows if VBA will be broad enough to effectively recognise and reward (and hence encourage) innovation. 
The nightmare scenario is that the UK (and indeed other markets) does all that it can to drive down drug prices, then the reward for 
companies spending billions on R&D for next generation medicines will simply not be there. If the only price likely to be approved / 
reimbursed for an innovative new medicine is parity to an older, less effective medicine, then the R&D investment simply does not 
work out, and I have already seen many companies with new medicines not get them to Europe because the price levels achievable 
here do not make the investment worthwhile, and as a consequence patients have missed out on better, and sometimes 
significantly better medicines. 
 
Therefore, I hope I have indicated why VBA is just one small part of a wider picture relating to price and value determination, the 
inappropriate and rigid use of QALYs, and how even the availability of new medicines in the UK is being endangered by how NICE is 
currently operating. 

Merck Sharp & 
Dohme 

Main = 
Question 7 
-- Other = 

MSD have made one comment (question 3 above) in addition to the industry wide response developed with the ABPI. 

Biogen Idec Main = 
Question 7 
-- Other = 

There are a number of questions to which Biogen Idec would like to seek greater clarity on: 
 
1) Which diseases are likely to fall within the Value Based Pricing framework and which are exempt? 
 
2) What options do drug manufacturers have available to them in the short term to make their medicines ‘fit for purpose’ within the 
framework, for those products coming up for reimbursement in the UK now? (given that the opportunity to embark on de novo 
evidence generation does not exist and particularly for those diseases not reflected in the Reference Case). 
 
3) Can NICE provide the necessary clarity on what data items could be captured within and outside the clinical trial setting to help 
validate or substitute the wider societal benefit estimates from the Template Spreadsheet / Reference Data Set? 
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4) How will the costs and benefits of treatments in terms of impact be measurable from the wider societal perspective? i.e. how will 
it be possible to determine whether a drug under appraisal really did allow a given patient to return to work? Will this again fall 
upon the manufacturer to validate such assumptions? 
 
5) In the proposal, some societal datasets that do not apply to England and Wales have been used to inform the proposals. 
Differences amongst countries are likely to generate large uncertainties when assessing the societal perspective. Country-specific 
datasets need to be generated for accuracy purposes. 

UCB Pharma Ltd Main = 
Question 7 
-- Other = 

Ultimately the role of NICE should be to assess the comparative cost effectiveness of a treatment so that users (clinicians and 
commissioners) can make a judgement about where and how to use a medicine; it should not be controlling access. This was the 
original vision of Value Base Pricing. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
Question 7 
-- Other = 

These proposals do not take into account the full implications of a freeze on the UK medicines bill over agreed levels of growth. The 
implications of the pharmaceutical industry underwriting the UK medicines bill means that NICE will be able to further modify its 
existing decision making criteria and essentially takes affordability off the table covering the period of the new PPRS Agreement . 
 
The major disadvantage with the proposals is the lack of clarity about how it will work in practice and thus we recommend a second 
consultation once the details are included. 

Association of 
British Healthcare 
Industries 

Main = 
Question 7 
-- Other = 

We believe consideration should be given to piloting Value Based Assessment before it is formally introduce as part of the TA 
methods. This would enable any methodological issues to be resolved before being mandated into guidance. 
 
What are the timescales for introduction of these methods and how will they impact on the current evaluation programme? 

Eisai Ltd Main = 
Question 7 
-- Other = 

Access to innovative new medicines in England and Wales is poor versus all markets in the European Union. This has particularly 
been the case for cancer treatments which resulted in the current government creating the Cancer Drug Fund (CDF). The CDF was 
created as a ‘sticking plaster’ to improve access until VBA could be introduced. Given the lack of clarity regarding these proposals it 
is highly unlikely that access to new medicines will improve and indeed could worsen. 
 
These proposals do not take into account the full implications of a freeze on the UK medicines bill over agreed levels of growth. The 
implications of the pharmaceutical industry underwriting the UK medicines bill means that NICE will be able to further modify its 
existing decision making criteria and essentially takes affordability off the table covering the period of the new PPRS Agreement. 
 
The baseline threshold should be £30k/ QALY and not £20K/ QALY. Given the poor access resulting from NICE appraisals particularly 
with oncology treatments there is no justification for reducing the base threshold level. 
 
The major disadvantage with the proposals is the lack of clarity about how it will work in practice and thus we recommend a second 
consultation once the full details are included. 
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Lay Member Main = 

Question 7 
-- Other = 

As a TAC member, I feel it is inappropriate for me to comment on 1 to 6 above.  
Better QALY information which drive the ICERs will help in the decision making and is welcomed. 
Valuable opportunities to capture meaningful QALY information are regularly missed during trials. 
Manufacturers should be “encouraged” to capture QALY information during trials. 
Patient organisations have a valuable role to play in formulating QALYs. 
The presence of co-morbidities may complicate QALYs 
Society choice may have to be made between small benefit to many or large benefit to few 
At some future stage, total treatment costs and overall impact (affordability) will have to be considered. 

NHS England Main = 
Question 7 
-- Other = 

NHS England response to NICE consultation on Value Based Assessment of Health Technologies - June 2014 
 
1. Thank you for the opportunity to offer NHS England’s view on the proposed changes to the methodology for assessing Health 
Technology Appraisals (HTAs). We support the desire to move to a common set of values by which we build our relative allocation of 
resources to healthcare. NHS England staff have been fortunate to attend NICE-led consultation events, including workshops at the 
NICE annual conference, and to have spoken direct to colleagues at NICE about the content of the consultation. We understand that 
this has its basis in the Value Based Pricing (VBP) policy, proposed by the Department of Health (DH). We can see that this Value 
Based Assessment approach is more of an evolution of existing methodologies, when compared to the changes that VBP would have 
introduced.  
 
2. NHS England recognises the expertise and excellent work done by NICE and its appraisal committees with regards to HTAs. NHS 
England values the work that you do. It is clear that much thought has gone into interpreting the Terms of Reference provided to 
you by DH, and that NICE has strived to develop an approach which balances the demands of multiple requirements. 
 
Issues raised by the proposals 
 
3. The most significant question for NHS England with regards to these changes is what the impact will be on patient outcomes for 
the population of England. We are under a statutory duty to continuously improve patient outcomes, as measured by the five 
domains, to the best of our ability within the public resources allocated to us. We have taken the opportunity to discuss this 
question with colleagues at both NICE and DH, better to understand the proposals, and have not come away with a clear and 
consistent view. We are left with a concern that these proposals would displace a large quantum of cost-effective treatments. The 
concern arises from two causes: (i) the fact that your proposals do not match entirely the DH Terms of Reference; and (ii) that the 
changes to the methodology are not explicitly described, leaving a lot of discretion to the four appraisal committees. What does 
seem to be apparent from the proposals is that a wider set of treatments will now qualify for discretionary positive assessment if 
they exceed the £20-30k/QALY range. Whilst it is hard to predict how the four appraisal committees might act, we do feel that there 
is a substantial risk of many more treatments being positively appraised at an even higher cost/QALY. In a system of finite resources, 
this would be at the cost of spending by NHS Commissioners elsewhere, displacing other more cost-effective treatments for a larger 
number of patients. We have concerns that these changes would have an adverse impact upon patient outcomes for the population 
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as a whole. 
 
4. Looking at the proposals overall, it is hard to determine those conditions or diseases which may benefit from the effects of 
change. Nevertheless, it is anticipated that by their very nature, the proposed construal of the Burden of Illness and Wider Societal 
Impact measures will potentially lead to numerous detrimental outcomes for certain cohorts of patients. For instance, a greater 
focus on Burden of Illness, without an offsetting focus on WSBs, is likely to increase the weightings given to treatments that extend 
life even at poor quality. In addition, a proportionate shortfall approach is specifically likely to favour treatments for older people, in 
contrast to the DH methodology. On the other hand, whilst the DH approach clearly seeks to promote the wellbeing of those with 
caring responsibilities for people with long-term conditions (which the consultation fails to mention explicitly), the NICE approach 
may perhaps better reflect the set of social judgments that generated the end of life premium currently in place. 
 
5. From a commissioner point of view, we support the use of proven clinically- and cost-effective medicines. But, given the new 
commissioner landscape, an issue arises. In particular, it is likely that the majority of future HTAs will be focused on treatments 
within the specialised commissioning arena, and will have a differential impact on different commissioning streams. If the proposals 
do lead to more treatments being positively appraised above the £20-30k/QALY range, this will amplify the current issue of 
affordability for the specialised commissioning budget. This risk is of significant concern to NHS England, at a time when we might 
reasonably call for some stability. We have seen no reasoned rationale for introducing this change now, and wonder whether the 
timing of the impact of this change has been considered by NICE or DH. 
 
6. The overall proposal is somewhat difficult to explain in simple terms. While the QALY is reasonably easy to describe as a concept, 
this refinement in its use makes for very complex explanations. Using it as the proxy for Burden of Illness and again for Wider 
Societal Impact, in addition to forming the basis for the incremental cost-effectiveness ratio, means that it features three times in 
the decision-making process. It will be challenging to make the rationale behind the revised framework clear and defend it against 
challenge. We would not like to see NICE HTAs exposed to an increased risk of challenge, in what is currently a well-respected 
system. 
 
7. From a commissioning perspective, there is the question of fit with the decision-making process and values operating across the 
rest of the health and social care landscape. For example, Joint Strategic Needs Assessments are drivers of local NHS and Social Care 
spend but the Burden of Illness measure cuts across such local prioritisation by attributing a new set of weights to specific health 
conditions. In terms of providing a coherent account of how population healthcare resources are potentially committed, there are 
conflicting objectives and processes operating. Whilst this has always been an issue to some extent, we are concerned that the 
complexity of the new approach as proposed makes this even more apparent.  
 
8. These general concerns arise from the way that the proposals address the two aspects of value: burden of illness and wider 
societal benefit respectively. 
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Burden of Illness 
 
9. The consultation justifies its proposal to include “burden of illness” as one of the criteria which can justify appraisal committees in 
approving a treatment with a high cost/QALY on the basis of a “research survey performed by EEPRU, in which more than 3000 
participants were asked to choose between treating two hypothetical patients (‘discrete choice experiment’), in a number of 
scenarios.”  
 
NHS England acknowledges that the result quoted from the EEPRU study is representative of a large body of research finding that 
when members of the public are asked to prioritise between two patients or groups of patients from a limited budget, they typically 
attach a substantial premium to the treatment of the group suffering a more burdensome illness. The research captures values from 
an approach that attaches greater weight to the provision of succour to those in greater distress. Embodying it in what might be 
characterised as a “compassion premium” of up to 2½ times would mean that up to 2½ QALYs of health improvement for people 
with less burdensome conditions should be given up to gain 1 QALY for those with more burdensome conditions. 
 
10. It is this displacement that threatens provision of treatments to NHS patients. It is therefore important to understand that the 
empirical finding does not in itself entail that the NHS should displace treatment up to this point in its processes for treatment 
prioritisation.  
 
11. The NHS operates within a framework created by law and by its mandate from the DH to provide a health service to the 
population. NICE’s appraisals are designed to assess the appropriate scope of the basket of services and treatments made available 
to English citizens and residents by the NHS. The core methodology currently employed by NICE, based upon the QALY as a measure 
of impact of health gain of standard unvarying value, is designed for this purpose, because it incorporates estimates of the 
judgements individuals would make about the relative importance of different treatments for the range of conditions and illnesses 
to which they themselves are exposed. Relative valuations embody individuals’ valuations of outcomes for their own health, which 
reflect their own assessment of the relative importance of health improvement from minor as against more severe conditions.  
 
12. These assessments are derived by asking individuals to consider what trade-off they themselves would make if they had the 
condition in question. Adoption of this perspective – that of the individual at risk of illness rather than that of a compassionate third 
party (someone asked to choose between treating two different patients or groups of patients) is not arbitrary – it is designed to 
best deliver the NHS’s legal responsibility to secure the community as a whole against illness, as cost-effectively as possible. 
 
13. This displacement effect might be seen as a more momentous change to the founding principles of the NHS than might be 
apparent given the highly technical nature of the methodological issues. It might for example lead to displacement of services 
supporting people with early symptoms of dementia for treatments with much higher cost/QALY extending life at low quality of life, 
notwithstanding that the core methodology tells us that the average person would prefer to sacrifice availability of such life 
extension in such circumstances for availability of mitigation of dementia symptoms. Such a proposal would warrant explicit debate 
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in relevant and understandable terms. 
 
14. It is therefore not obviously ethically compulsory for NICE to allow the calibration of burdensome and less burdensome 
conditions derived from the particular empirical framing context of compassion in an individual case to dictate the relative 
valuations that it applies in designing a basket of services for the broad population at risk of illness and accident.  
 
15. The ethics of compassion might be thought better to circumscribe decision in the clinical context – hence the existing practice of 
refraining from application of cost-effectiveness thresholds when determining to which patients to make available treatments that 
NICE has endorsed as a class. (Of course, the compassionate perspective is also relevant to individuals in their charitable 
endeavours. It might also weigh upon pharmaceutical companies when considering their pricing for life-saving medicines relative to 
communities’ budget constraints.) 
 
16. If this is correct, then the current methodology employed by NICE to assess the benefit that will flow to the population from 
making available treatments for different conditions is fitting for the purpose to which it is put – the purpose of collective health 
protection. 
 
17. Thus it is a separate question the extent to which the public (and its political representatives) would support a move that 
displaces funding to serve this core purpose – already tightly budget-constrained – in order to achieve a supplementary purpose: 
the expression of compassion towards those facing the most burdensome conditions. 
 
18. The relevant question to determining the appropriate scale of any compassion premium would be how much individuals are 
willing to squeeze the basket of services available to them, based upon their own preferences for health outcomes, including 
preferences for alleviation of less acute conditions to allow them to achieve a higher quality of life, and preferences for prevention 
over cure, in order to fund the compassion premium.  
 
19. NHS England would be happy to work with NICE to consider how this research should best be specified and undertaken in order 
to inform the maximum premium available to appraisal committees. It could include consideration of the appropriate form and limit 
of end of life premium, as currently applied, notwithstanding that as NICE notes it has become custom and practice for appraisal 
committees to use a limit as high as 2½ times the currently estimated £20k/QALY threshold. The current consultation creates an 
important opportunity to ground this practice in theory and evidence. 
 
20. To inform these decisions, this research ought also to consider the scale of impact of any compassion premium, and the wider 
consequences of its adoption. In particular, such research would need to consider application of the premium relative to the Burden 
of Illness of displaced treatments in order to assess the extent of displacement and its nature. DH assessment of previous 
technologies appraised by NICE and of displaced treatments suggests that the vast majority of branded medicines would be 
favoured against either the absolute or proportional QALY shortfall metric. NICE appraised drugs might be expected to have far 
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higher proportional shortfall than displaced activity, and higher absolute shortfall than displaced activity. (Though this may be a 
consequence of DH topic selection focusing upon more serious conditions.) The impact might be expected to feed through over time 
into the full suite of branded medicines, as medicines progress through the NICE pipeline. 
 
21. Application of a premium as high as 2½ times might therefore generate displacement of substantial activity – many billions of 
pounds’ worth. This might in the long term have a profound impact upon the demographic and health profile of the community, and 
be associated with wider costs upon the community. 
 
22. Displaced treatments would for example include many treatments required to raise quality of life; for example, treatments to 
restore mobility following accident or hospitalisation, physiotherapy and psychological therapy to treat respectively back problems 
or moderate mental health issues, to help return to work. Preventative treatments will not attract the premium as the QALY 
shortfall for the average person receiving treatment would be small (though it would be large for those unidentified individuals who 
will contract the condition if prevention is squeezed out). Such treatments are often relatively cheap, but efforts to extend their 
reach to the less advantaged may approach the cost-effectiveness threshold and may be under threat. Overall, NHS England is 
concerned that such impacts of these proposals will tend to widen health inequalities as the burden of disease falls more heavily on 
the poor, and any compromise in the efficiency with which the NHS creates QALYs will tend disproportionately to affect the poor. 
More people will live (old and young) with poorer quality of life.  
 
23. The specific proposal to use the proportionate QALY shortfall approach to burden of illness raises further concerns that would 
need investigation. If this proposal were adopted, those with longer durations of disease would not get proportionate recognition 
for the extra burden of such disease (for example, a chronic condition developing in youth as opposed to one developing only in old 
age); nor would diseases which cause very premature death receive proportionate weight compared with those in which death 
occurs in older age, and prematurity is modest. In both cases, NHS England is concerned that the greater loss of QALYs incurred by 
the young is not being recognised. Again, prematurity of death and severity are likely to be greater for those from less advantaged 
social classes, whereas a premium for proportional QALY shortfall might benefit equally those advantaged enough to have survived 
to a seniority from which life expectancy is modest. Proportionate shortfall would be the same for a ninety-year-old dying of 
prostate cancer and a sixty-year-old dying of COPD. 
 
24. Clearly, such implications should be teased out and debated. 
 
25. In sum, NHS England is concerned that the proposals as consulted upon put in jeopardy the ability of the NHS to provide a 
basket of healthcare services in accordance with the needs of the population – the latter being appropriately captured by NICE’s 
current core QALY maximisation methodology. The substantial additional weight proposed for treatments for more severe 
conditions, particularly those that would extend life without alleviating suffering, threatens to displace treatments and interventions 
that restore individuals' capabilities following illness, or that mitigate the burden of chronic disease, or that prevent incidence of 
illness and disease (indeed prevent those very illnesses that would subsequently qualify for this weighting).  



Responses to TA Methods Addendum Public Consultation         214 of 318 

Name & Org Sections Comments 
 
26. Over time, such displacement could have a profound and adverse impact upon the welfare of the community, and in particular it 
could have adverse impact on health inequalities. 
 
27. Nevertheless, NHS England recognises that there is evidence that members of society would give substantial priority to those 
with more burdensome conditions in a context of clinical triage or when dispensing charitable succour. However, NHS England 
suggests that further work is needed to explore the extent to which this compassionate perspective should appropriately be 
expressed within NICE’s decision methodology, and how it is best measured. NHS England would be happy to help in the 
specification of further work to help address this question. 
 
Wider Societal Impact 
 
28. NHS England recognises the appropriateness of taking into account wider impacts of treatments. As the DH terms of reference 
note: the Green Book approach should be adopted; this involves taking count of all harms and benefits, costs and cost savings 
consequent upon an intervention. Specifically, the Green Book states that: “cost-benefit analysis is recommended … which 
quantifies in monetary terms as many of the costs and benefits of a proposal as feasible, including items for which the market does 
not provide a satisfactory measure of economic value.” The motivation is “to ensure that … any proposed intervention is likely to be 
worth the cost. This overview must include an analysis of the negative consequences of intervention, as well as the results of not 
intervening, both of which must be outweighed to justify action.” (HMT Green Book, paragraph 2.3).  
 
29. Conversely, failure to take into account wider impacts risks doing more harm than good: for example, appraising an intervention 
to sustain person A, and valuing her increased longevity but taking into account only one part of the costs of her care (the medical 
costs) whilst ignoring the costs falling upon person B of providing informal care, is to fail to take B’s interests properly into account. 
Amongst those others whose interests and costs should be taken into account are not only family, dependents and carers of person 
A, but also the wider community in so far as they are engaged in providing welfare or other resources in support of their care, or will 
receive the benefits of their labour once restored to health. 
 
30. NHS England is therefore supportive of the proposal to include Wider Societal Impact amongst the criteria by which new 
treatments are appraised – both out of respect for those individuals who are so affected, and in order to ensure that the NHS plays 
a full role in the promotion of national prosperity. And it sees no obstacle in principle to so doing. In particular, adoption of a Green 
Book approach to Wider Societal Impact seems unlikely to create displacement problems for the NHS in the balance between 
branded drugs and other treatments. Branded medicines are unlikely on average to attract a premium against such a criterion 
relative to displaced services. 
 
31. And as the consultation paper notes, DH has made substantial progress in developing a methodology for these purposes. 
Calibration of wider impacts could be based on standard Green Book methodologies of valuing non-market impacts – based upon 
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estimates of the valuation of those directly affected by the impacts. This would allow monetisation and comparability with the DH 
and other government departments’ standard consumer valuation of a QALY. Detailed work is still needed to be able to implement 
this approach, and NHS England would be happy to work with NICE to help gather the necessary information and to trial the 
approach. 
 
32. Against this background, NHS England is therefore concerned that NICE’s specific proposals for capturing Wider Societal Impact 
differ from the Green Book approach referenced in the DH Terms of Reference. The NICE proposal to use QALY shortfall as a proxy 
for Wider Societal Impact appears rather to duplicate the consideration of Burden of Illness, and does nothing to bring wider 
impacts upon different groups into consideration. It is not obvious what rationale there is for the interpretation of Wider Societal 
Impact adopted by the NICE proposal. Introducing such a proposal therefore not only raises the same concerns related to 
affordability as are raised by the Burden of Illness proposal, they also introduce a conceptual opacity into NICE’s decision criteria 
that would be unfortunate. 
 
33. NICE’s proposal of a non-standard interpretation of Wider Societal Impact seems to be motivated at least in part by equity 
considerations. The consultation document states that without mitigation the effects of this approach “are considered unacceptable 
to society”. 
 
34. NICE expresses concern that “people are at their most productive when they are young to middle-aged”, and “…some patient 
characteristics will result in negative wider societal benefits for patients whose condition means that they have to receive more 
from society than they are able to give back (notably where patients experience very poor quality of life even with best available 
treatments).” NICE is apparently deterred from recognising wider costs involved in providing care for those with poor quality of life 
from concern that this would be understood as a negative valuation of life extension for such patients.  
 
35. It would of course be invidious and ethically problematic to give priority to those upon whose health the welfare of others 
depends at the clinical interface. However, NHS England understands the role of NICE to be to help to optimise the basket of service 
provision for the benefit of the community as a whole rather than to determine appropriateness of treatments for individual 
patients: NICE is at one remove, considering the implications for a whole population of commending certain treatments; from that 
broader perspective it is fair and just that impacts upon other vulnerable groups – not least patients’ carers and dependents – are 
given due consideration. 
 
36. It is also worth stressing that the proposals that the DH has developed do not limit consideration of Wider Societal Impacts to 
impacts to those involved in paid employment. Rather, the social role of those involved in unpaid work – in particular, carers – are 
included. The groups upon whom healthcare interventions might be expected to have wider impact would include: 
 
• Carers (many of whom are themselves elderly), whose burden is lightened as their dependents benefit from improvements in 
health, and whose commitments are extended by increase in dependent longevity; 
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• Dependents, who benefit directly from the increased ability of care givers to earn and to care; and 
• The wider economy and taxpayers, particularly where illness threatens prolonged absence from work or school, which erodes 
capacity to work and long-term educational attainment.  
 
37. A full equality analysis of the impact of these proposals would be appropriate. It is worth noting, however, that second round 
effects may well dominate first round effects if the proposed change in pricing structures has an impact upon the treatments that 
are commissioned and developed. Taking account of Wider Societal Impact according to Green Book methodology should enhance 
growth and produce gains particularly for those families who are currently burdened by caring responsibilities and denied economic 
opportunities accordingly.  
 
38. In sum, NHS England is concerned that the QALY shortfall interpretation of Wider Societal Impact proposed lacks obvious ethical 
justification and could involve substantial displacement of NHS-funded activity. Conversely, NHS England would be keen to explore 
with NICE how best to exploit the opportunity provided by DH TOR to adopt a wider economic perspective that would take 
proportionate account of the impact of NHS treatments on carers, dependents and the wider community.  
 
Conclusion  
 
39. Having set out our concerns above, it would be helpful if NICE could think about how they might be investigated. Some of the 
proposals do feel quite “experimental” in nature, with a lot of uncertainty about interpretation and implementation. Given concerns 
around the expected impact of these changes as specified, we suggest it might be appropriate to do further work to develop the 
response to the terms of reference before committing to the changes. This might include both analysts and appraisal committees 
reviewing some scenarios, to understand and explore the likely impacts of emerging proposals. We would certainly welcome any 
additional engagement as a result, to give the system more confidence. We note that the proposals on which NICE are consulting do 
not entirely match the Terms of Reference issued, upon which there would have been an impact assessment. We think it would be 
helpful to see further modelling with regards to patient outcomes, affordability and equality. 
 
40. We would also raise the issue of timing. We could not support making significant changes of this nature during 2015/16 for 
reasons laid out earlier in this response, and given the other pressures on the system. We understand that NICE are working to 
address the legitimate challenges to the current methodology, but it is inevitable that the proposed changes will bring with them a 
different set of questions, which might well be more difficult to contend with, and more fundamental. 

Rarer Cancers 
Foundation 

Main = 
Question 7 
-- Other = 

Although we recognise (and indeed supported) the reasons for appraising treatments as close to the point of licensing as possible, it 
has become increasingly clear that committees find it very difficult to evaluate evidence at this point, when trial data may be 
immature.  
 
In cancer, there are a range of challenges: 
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• The circumstances found in clinical trials may not reflect those in routine NHS care 
• Understanding of the optimum positioning and use of a drug will develop over time and may not be apparent at the time of 
appraisal 
• Treatments may be fast-tracked to licensing due to evidence that they fulfil a particular unmet clinical need 
• Issues such as crossover and trials not completing (due to patients still being alive on treatment) 
• Treatments may be effective in small patient populations, meaning that trial sizes are smaller 
 
How any uncertainty is interpreted will be critical to whether a treatment is deemed to be cost-effective. At present, appraisal 
committees often take a very cautious attitude to uncertainty, reducing the chances of a positive recommendation. 
 
Given that the impact of uncertainty appears to be particularly acute for cancer (and that this is the therapy area which has seen the 
highest absolute number and greatest proportion of rejections), we propose that NICE pilots a system of conditional 
recommendation – similar to the approach used by the EMA whereby a conditional licence can be granted – subject to the 
collection of further evidence.  
 
Where a conditional recommendation is made, the Appraisal Committee could set out what further evidence is required and the 
recommendation could be a subject to an agreement between the manufacturer and NHS England on how this will be collected. 

The Haemophilia 
Society 

Main = 
Question 7 
-- Other = 

As all bleeding disorders (such as haemophilia) are rare diseases, we believe they should be placed in the Highly Specialised 
Technologies group for assessment. We do however recognise that haemophilia and many other bleeding disorders do have 
treatment available, so if this is not possible then they should benefit from some flexibility of the 2.5 threshold as mentioned 
previously. We have a very well advanced procedure for national tenders that have led to some of the lowest prices for drugs in 
Europe. This is also a patient group who are very aware of the impact drug choices make on burden of illness and actively have 
engaged in difficult decisions previously. We would urge you to include the community in any future decision making processes. 
 
It is important this framework reflects the challenges of chronic as well as acute disease. This will need to be more complex than the 
current system, allowing for advances in treatment such as gene therapy and novel treatments that may bring about completely 
normal life for a long period, rather than treatments moving people from high disability to low disability. It is not clear how this 
method will accommodate expensive but highly valued novel treatments. 

European 
Haemophilia 
Consortium 

Main = 
Question 7 
-- Other = 

Haemophilia is a rare disease. Therefore, it should ideally either be placed in the Highly Specialised Technologies group for 
assessment or if that is not possible (as haemophilia has treatments available), then it should benefit from flexibility with regard to 
the threshold of 2.5, as mentioned above. Haemophilia has a long history of enabling significant savings through national tenders. It 
also has a well-coordinated national registry, a network of centres, and decisions on the safety and efficacy of the treatment are 
also dealt with during the tender process. 

Age UK Main = 
General -- 

Age UK response to NICE consultation on methods of technology appraisal – value-based assessments 
We are pleased to submit this letter as our response to the consultation on methods of technology appraisal, examining value-based 
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Other = assessment. 

We strongly welcome the commitment in the paper, and in your comments to the media, to recognise NICE’s legal responsibilities 
under the Equality Act 2010 with regards to age. We agree that the initial policy framework for value-based pricing, and 
subsequently value-based assessment, risked putting older people at a disadvantage in the assessment of new health technologies, 
based on a perceived net loss of productivity and, implicitly, loss of value to society. 
Age UK would strongly challenge any approach that may put people at a disadvantage because of their age. 
Many older people have been in touch with Age UK since the announcement of this consultation expressing their fear that they may 
not be able to receive NHS treatments because of their age. Though we appreciate this was not the intention of NICE or indeed 
directly applicable given the nature of technology appraisals, we believe NICE should consider how it communicates the outcome of 
this consultation. This will mean being clear to both the public and the healthcare sector that the care of older people is not in any 
way of less value or of limited utility. 
This is an important point. Older people already experience less than optimal care; poorer access to treatments; and worse 
outcomes than other age groups. The National Cancer Equality Initiative has extensive evidence of this, most recently in their report 
which said there is “a decline in the proportion of older patients who are given chemotherapy with a curative intent”. Our work with 
the Royal College of Surgeons found a cliff edge in access to surgery at around 75 years 
and follow-up research being published next month shows significant variation in access depending on where a person lives. There 
are many more examples. 
NICE, as the arbiter of clinical quality and cost effectiveness, has a crucial role in guiding clinical practice towards effective age-equal 
decision-making and care. Until it is standard practice to treat all people on the basis of their needs and an accurate assessment of 
their health (biological age), public and professional messaging on this point is as important as effective methods of appraisal. 
Furthermore, we would expect NICE to consider as part of this process that people aged 65 and above contribute approximately 
£61bn a year, or almost five per cent of the UK’s entire GDP. This is made up of their employment contribution (£37bn); informal 
caring activities (£11.4 bn), childcare (£6.6bn) and volunteering (£5.8bn). More detail can be found in Age UK’s chief economist 
report at http://tinyurl.com/ageukcer. 
Finally, there are two specific issues with the consultation paper that we would like to raise: 
 In paragraph 33, you state that “On average, people are at their most productive when they are young and middle aged”. We have 
recently published a literature review on productivity and age and the evidence shows either a lack of relationship between 
productivity and age, or that older workers are at least as productive as their younger colleagues. You can see the full briefing here: 
http://tinyurl.com/ageprod. 
 The paper makes no effort to account for multi-morbidity. The chance of living with multiple long-term conditions increases with 
age with conservative figures showing that around 27% of people over 75 live with two or more conditions. It is not clear in the 
paper how this will be accounted for when estimating absolute or proportional QALY shortfall, since comparing population groups 
of a similar age may not capture complexity caused by multi-morbidity (i.e. where the consultation paper states QALYs “relative to 
those expected for a person of the same age and gender without the condition”). This point was raised by Age UK at NICE events on 
value-based pricing during 2010-11 but remains unaddressed. 
Age UK would be happy to meet to discuss these issues in more detail. Please contact xxxxxxxxxx at xxxxxxxxxxxxxxxxxxxxxx if you 
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would like to arrange this. 
We look forward to seeing the outcome of this consultation and evidence of your continued commitment to age-equal services. 

LRiG, University of 
Liverpool 

Main = 
General -- 
Other = 

Our major concerns in relation to the proposed new approach are as follows: 
 
1. It is very likely to involve the NICE Advisory Groups in significant additional work in terms of searching for, and analysing, 
epidemiological data to allow reliable estimation of QALYs lost – the input required for calculating both components of the value 
adjustments 
 
2. It is far more complex than the end of life criteria; criteria which frequently cause considerable confusion during NICE Appraisal 
Committee discussions. In particular, we are concerned that the non-intuitive nature of the value adjustments will mean that most 
of the NICE Appraisal Committee members will have considerable difficulty in understanding and applying the value adjustments in 
practice 
 
3. It is likely to lead to public perception of substantial inequality between different patient groups with, for example, younger 
people appearing to be of higher value than older people 
 
4. It is not clear how the proposed adjustments bear any consistent relationship to the opportunity costs of displaced activity 
 
The proposed new system adds another layer of complexity onto what is already a very complex process. If it is to be introduced 
then it will represent a step change in practice and the scope for substantial unintended adverse consequences is sufficiently large 
to suggest it should be carefully piloted and assessed before it is rolled out to all appraisals. 

London School of 
Economics and 
Political Science 

Main = 
General -- 
Other = 

We acknowledge that the starting point of NICE’s proposal for value based assessment (VBA) is the terms of reference (ToR) from 
the Department of Health (DH), which list, among other things, that the proposed Guide to Methods of Technology Appraisal 
methodology should include a Burden of Illness (BoI) weighting system that encompasses the differential “End of Life” valuation and 
a proportionate system that will take account of Wider Societal Benefits (WSBs). 
Broadly speaking, we are in agreement with the thinking behind NICE’s proposal. The fact that NICE is willing to account for a BoI 
dimension that is not limited to cancer indications, to reflect the wider societal impact outside the strict context of the NHS, possibly 
through the attachment of explicit weights, is a step toward VBA. However, we believe that the proposed methodological changes 
are incomplete and could potentially lead to misleading NICE decisions. 

London School of 
Economics and 
Political Science 

Main = 
General -- 
Other = 

A proposal. In considering total value in the context of VBA, we propose a framework that captures additional value dimensions of 
medical technologies. BoI should include both the dimensions of severity and unmet need and importantly the innovation level of 
the technologies should also somehow be captured. At the early stages of the DH discussions in regard to the new VBA scheme, 
innovation which was defined as the size of QALY gain was aimed to be incorporated as a modifier in order to differentiate between 
breakthrough and incremental innovations. However, its inclusion was rejected partly due to potential double counting effects and 
because societal preferences seemed to not acknowledge its importance. We propose a more useful definition of innovation that 
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should depend on the type of the innovation (possibly by considering its therapeutic/ pharmacological/ chemical class) and its 
respective time (e.g. by considering the time of market entrance), but also on any secondary types of innovation relating to patient 
convenience characteristics (e.g. decreased dosing or easier administration). Finally, the consideration of any potential spill-over 
effects on R&D that can lead to the development of new technologies or the expansion of the parent technology into additional 
indications would also be critical, accounting for “dynamic efficiency”. 

London School of 
Economics and 
Political Science 

Main = 
General -- 
Other = 

Overall we believe that a holistic VBA framework should contain criteria that encompass all dimensions of value, ranging from BoI, 
to Innovation, to Socioeconomic criteria while also more accurately sensing disease specific clinical effects. 

Southampton 
Health 
Technologies 
Assessments 
Centre (SHTAC) 

Main = 
General -- 
Other = 

The consultation paper makes no mention of sub-groups. However NICE scopes typically identify sub-groups for consideration in 
appraisals (where evidence allows) and sub-groups are often the subject of much discussion in NICE appraisal committee 
considerations. While it may be implicit in the proposals that the same procedures should be adopted for sub-groups as well as for 
the overall patient populations, it may be worth stating this explicitly and considering the feasibility of conducting rigorous 
evaluations (including consideration of BOI and WSI) in patient sub-groups for whom there may be uncertain epidemiologic/ natural 
history evidence and which may differ markedly from the overall population. 

Applied 
Quantitative 
Methods Network, 
University of 
Glasgow 

Main = 
General -- 
Other = 

The shortfall approaches involve thinking about a kind of backwards-looking counterfactual, asking  
1) how long would a patient have lived, and with what quality of life, if they did not have the condition they have?  
2) What can a new treatment do to mitigate against the burden of illness?  
 
Answering the first question is likely to be difficult, and in many cases relatively easy to challenge if, for example, a health 
technology provider believes the wrong disease code or patient sample has been used.  
 
Rather than using a backwards-looking counterfactual approach, the effectiveness of new treatments in alleviating burden-of-illness 
can be more easily and convincingly calculated using a forwards-looking counterfactual approach, which requires only minor 
changes to existing methods of assessment. 
 
The forward-looking counterfactual asks:  
1) How many QALYs can the patient expect with current treatment? (Q_X)  
2) How many QALYs can the patient expect with the proposed treatment? (Q_Y) 
 
If the costs of the current treatment and the proposed treatment are C_X and C_Y respectively, then the ICER is of course (C_Y – 
C_X)/(Q_Y – Q_X)  
 
A forward-looking analogue of the relative shortfall can be calculated as  
 
Q_Y/Q_X : the ratio of QALYs. 
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This ratio would be trivial to calculate as it only uses information that already has to be calculated. I would argue that Q_X is a 
forward-looking indicator of the burden of illness, as it is the prognosis associated with that illness with a current treatment package 
available to all who need it.  
 
The ratio of QALYs could be calculated for any condition and any treatment very easily. Data from existing HTAs could be used to 
produce either overall or disease-specific distributions of QALY ratios, and new treatments which have comparatively high QALY 
ratios could be upweighted accordingly.  
 
This approach would be much quicker, cheaper, simpler and more transparent than the proposed approach, and achieve something 
very similar. 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
General -- 
Other = 

This response represents the collective view of health economists who work at the Manchester Centre for Health Economics, The 
University of Manchester: Steve Birch, Elizabeth Camacho, Linda Davies, Martin Eden, Sean Gavan, Cheryl Jones, Dionysios Ntais , 
Sylviya Nikolova, Syed Mohiuddin, Katherine Payne, Alex Thompson, William Whittaker, Stuart Wright 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
General -- 
Other = 

Collectively we have strong reservations about the proposed changes to the Methods Guide for Technology Appraisal. The basis for 
these reservations is underpinned by theoretical, methodological and practical reasons. A further issue is that we believe the 
proposed changes contravene at least one of the NHS’s core values which are outlined in the NHS constitution and its 7 key 
principles, namely: ‘The NHS is committed to providing best value for taxpayers’ money and the most effective, fair and sustainable 
use of finite resources. Public funds for healthcare will be devoted solely to the benefit of the people that the NHS serves’. 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
General -- 
Other = 

We understood that this document has been sent out for ‘public’ consultation? We were very concerned that the writing style and 
presentation used in this document, with technical terms and undefined jargon in parts, did not lend itself to true public 
consultation and as such only experts would be able to provide useful insights. We believe this is a fundamental flaw in this public 
consultation exercise. 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
General -- 
Other = 

The impact on opportunity cost and ‘undefined patient populations’ has not been taken into account by the proposed changes. 
Using the ‘modifier’ as proposed will effectively raise the cost per QALY threshold for all appraisals. This means that more 
technologies are likely to be given a positive recommendation, which means that service commissioners will have to divert 
resources towards technologies with a NICE recommendation and away from other patient populations. These ‘undefined’ patient 
populations stand to lose out. 

Manchester Centre 
for Health 
Economics, The 
University of 

Main = 
General -- 
Other = 

The proposed use of absolute and proportional QALY shortfall represent a watered down version of quantifying the impact on 
productivity costs. However, the same outcome, counting against older populations is likely especially when using absolute QALY 
shortfall. 
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Manchester 
Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
General -- 
Other = 

A key omission is the how the concept of ‘uncertainty’ will be implemented alongside the proposed changes. A key factor used in 
current decision-making processes is the level of certainty attached to the estimates of incremental effectiveness and cost 
effectiveness. It has not been made explicit how will uncertainty be considered alongside the use of proportional and absolute QALY 
shortfall, and, if uncertainty will also be reflected within the calculations of the ‘modifier’. 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
General -- 
Other = 

The proposed changes relate to the methods guide for technology appraisal. However, given that this methods guide (reference 
case) forms the basis for other methods guides (diagnostics, public health) then the proposed changes will have implications for the 
other appraisal systems in place at NICE. The methodological and practical challenges have not been adequately considered. 

Manchester Centre 
for Health 
Economics, The 
University of 
Manchester 

Main = 
General -- 
Other = 

The wider social benefit faces several major issues. Conceptually it implies that the maximand when it comes to the use of NHS 
resources is net social contribution. This does not fit with the remit of the NHS as a public institution that provides access to services 
"In place of fear" (Bevan) and "the government want to ensure that every man woman and child can rely on getting . . .the best 
medical and other facilities available, that their getting them shall not depend on whether they can pay for them or any other factor 
irrelevant to real need" (Ministry of Health 1944, A national health service Cmnd 6502 HMSO London)? Maximising net social 
contribution through the provision of health care is not an official government policy. 

University of 
Sheffield 

Main = 
General -- 
Other = 

There is a concern that whilst VBA may be a way to reduce the high prominence of cancer treatments that are a result of the End of 
Life criteria, it may introduce problems of its own unless carefully thought through. Links to productivity, which was one factor 
originally suggested to be included in value based pricing, are very rough and there is no certainty that any amendments proposed 
will make allocation of resources more efficient or equitable. The option to leave things as they currently are should be considered. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 
General -- 
Other = 

The two newly proposed measures – burden of illness and wider societal impact, both described in terms of calculating the QALY 
loss (whether relative or absolute) in comparison to ‘not having the condition’. This seems misplaced in that it ignores the principle 
of incremental analysis over ‘next best treatment option’. It could lead to perverse results between conditions that have an effective 
treatment alternative (so in practice there is little disease burden/wider societal impact) compared to those where there is no 
effective alternative (so burden/wider impact is greater). 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 
General -- 
Other = 

There is an issue with perspectives. The proposed way forward seems to have incorporated a mixture of personal and societal 
perspectives. 

Health Economics 
and Health 

Main = 
General -- 

Clear definitions are missing – for instance, what is considered ‘high’ QALY shortfalls? 
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Technology 
Assessment 
(HEHTA) Research 
Group 

Other = 

Academic Unit of 
Health Economics, 
Institute of Health 
Sciences, University 
of Leeds 

Main = 
General -- 
Other = 

The consultation paper poses significant challenges for key stakeholders as well as for Society more generally. Comment has been 
requested on a limited range of questions that effectively by-pass more fundamental issues that are only indirectly touched upon : 
 
1. Value is implicitly defined in terms of 3 elements (burden of illness, therapeutic improvement and innovation and wider societal 
benefits) that we are assured, have been developed by scientists entrusted with the task of definition and whose findings have been 
presented to various workshops. Since the identification of the “value” concept forms the basis for subsequent quantification this 
initial step is critical. The chosen definition of “value” places a null weight on any/all other elements that are not represented. This 
narrow definition of “value” is neither justified within the consultation document nor are its ramifications exposed for scrutiny and 
comment. A consensus of some sort is needed around the central concept of “value” as a necessary part of deriving an operational 
definition that has meaning and status for a multiplicity of stakeholders. Limited consultation on a prepared agenda does not 
achieve this goal and if, as seems likely, the implied definition has been tailored to deal with specific perceived shortcomings of 
economic evaluation within current technology appraisal guidance then this rebadging of health benefits has more cosmetic value 
than real substance. 
 
2. Perhaps unsurprisingly given its “value for money” orientation, the QALY is the selected metric within the proposed value-based 
assessment framework. The current technology appraisal guidance indicates that health outcomes should measure benefits and 
adverse effects that are important to patients and/or their carers (#2.2.8). These are subsequently expressed in terms of quality-
adjusted life years to quantify marginal benefits in patient health-related quality of life as reflected by the preferences of the 
general population (#3.3.10). The reference case stipulates not only that health effects should be expressed in QALYs, but that EQ-
5D is the preferred measure of health-related quality of life in adults (#5.3.1) By formulating value-based assessment as an 
extension to the economic evaluation required in the reference case, the “value” of modifiers will be tied to the conceptual model 
of health described by the EQ-5D classification and by method used to establish social preferences for the health states defined by 
that classification. Part of the reported problems with the current QALY regimen is what are perceived to be missing elements to 
that EQ-5D classification system. The focus on external mechanisms to compensate for this local EQ-5D “failure” will do nothing to 
address the important question as to whether or not EQ-5D (adequately) captures health benefits that are recognised by ordinary 
people. If that question is not even asked, then an extended EQ-5D methodology has the potential to simply replicate that initial 
flaw. 
 
3. Given the QALY/reference case linkage in the current guidance it is rather difficult to justify the leap to a different “value” metric 
envisaged by the introduction of burden of illness and a DALY approach to measuring health. There are known and systematic 
differences between the QALY and DALY metrics, for example dependent upon age of onset and duration, as well as the quality of 
life and disability weights (Sassi, 2006) . The adoption of a DALY methodology requires access to data that are unlikely to be 
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available at least in the short-medium term.  
 
As currently envisaged burden of illness will play an important role as a modifier of (otherwise) QALY-based decisions. It is critically 
important therefore to establish (a) the methodology that will be applied and (b) the legitimacy of the data used. The consultation 
document refers to separate documentation that bears on these points but provides none of these relevant details for review in the 
main document. Whilst the consultation document acknowledges the “very broad level of aggregation by ICD-code” inherent given 
existing data sources, the premature adoption of a burden of illness “modifier” will seriously compromise its practical “value”. A 
thorough independent assessment of the reference dataset (#23) will be needed before any implementation – indeed it might be 
prudent to promote a formal consultation on that body of work as an addendum to this present consultation process.  
 
4. Fundamental to the quantitative expression of a “modifier” is a mechanism with which to translate different data elements into a 
single score. For the NICE reference case the use of Time Trade-Off (TTO) has been designated. The present consultation document 
remains totally silent on the question as to the means by which “modifier” data are to be weighted. Treating TTO as the standard 
method for establishing social preferences forecloses any discussion as to its superiority over other forms of preference 
measurement – of which there are many. There are simply no grounds in theory or methodology to accord TTO this role, nor as NICE 
itself recognises, can it treated as being commensurate with other metrics based on other methods such as Standard Gamble or 
Visual Analogue Scale ratings. Given the rich array of possible preference elicitation methods it is regrettable that the consultation 
document nails its colours to the existing reference case flagpole without examining either (a) the legitimacy of using TTO or (b) the 
practical value of alternative methods. Social preferences for burden of illness may/may not correspond to those for health states; 
the entire question as to whose values counts remains blissfully ignored. 
 
5. Provision exists within the current guidance to take account of characteristics of healthcare technologies (that) have a value to 
people independent of any direct effect on health, the nature of these characteristics should be clearly explained and if possible the 
value of the additional benefit should be quantified (#5.1.8). It is unclear as to how/why restructuring these permissions as burden 
of illness and wider societal impact will fundamentally change that provision. More likely is that, obscured from any systematic 
scrutiny, decisions will be shaped by the exercise of within-committee value judgements that remain undocumented and which 
provide no audit trail. Rather than creating new institutionalised “modifiers” it would arguably be more consistent with an 
aspiration to achieve accountable, transparent decision-making if the relative “value” of such additional aspects of healthcare 
formed part of the substantive report of any determination. Without such reporting then the “value” assigned to core cost-
effectiveness evidence and to one or other of the “modifiers” will remain a matter of conjecture – leaving citizens and stakeholders 
in the dark as to any “value-based assessment”. 

ScHARR Main = 
General -- 
Other = 12-
15, 33-36 

The basic structure of the VBA proposal is to incorporate equity concerns relating to burden/severity of illness via proportional QALY 
shortfall and efficiency concerns relating to wider societal impact via absolute QALY shortfall. Equity relates to fairness, whilst 
efficiency relates to the maximisation of net benefit (which requires all relevant effects to be taken account of, and hence the need 
to capture wider societal impacts). This distinction between equity and efficiency concerns is never clearly made, but it is 
fundamental to understanding the best way of dealing with them. 
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With this in mind, it becomes apparent that absolute shortfall is not concerned with efficiency, nor indeed an individual’s capacity to 
engage with society (which is not defined at any point within the document). If there are components of impact that are not 
currently captured, measure them appropriately and add them to the calculation of the ICER, as is currently the case with carer 
quality of life effects via EQ-5D (albeit in a fairly erratic manner). The proposed DH framework for VBP is technically the best 
solution to do this. The principal argument against this is the equity implications (as the data issues are resolvable). However, the 
best approach is to ‘fix’ the equity implications by explicitly ruling out those considerations that are viewed unacceptable (like 
productivity), rather than adopt an inappropriate framework (i.e. absolute shortfall as a measure of capacity to engage with society) 
then guess at its weighting. 
 
It would be more appropriate to accept that both proportional and absolute shortfall relate to burden and/or severity, and as such, 
both reflect equity concerns. Applying weightings to them, as suggested in the consultation document, would then be appropriate. 
There may be disagreement over the relevance of either proportional or absolute shortfall as a measure of burden/severity, but this 
is a separate issue. It is also an issue that can be addressed through empirical investigation. 
 
How then should wider societal benefits be incorporated in a way that mitigates the equity concerns of the current DH framework? 
One, partial, mitigation is suggested in Para 33, which is to use average productivity across genders. This could be extended to 
different age groups to mitigate the effect of paid employment rates, and all other aspects of production and consumption used 
within the DH framework. With age effects removed, the principal drivers of additional benefit are likely to be QoL and life 
expectancy which would appear to be acceptable to NICE as they are the constituent parts of absolute shortfall. Clearly, there are 
several details to this approach that would need further consideration, but it is unclear from the documentation supplied what 
further work has been considered in respect to this option. It does, however, have the advantage of measuring the relevant impacts 
directly, rather than adopting an inappropriate framework then guessing its weighting. Another alternative would be to exclude 
productivity entirely but retain other elements of WSB. 

Shire 
Pharmaceuticals 
Ltd 

Main = 
General -- 
Other = 

We recognise that the HST process uses a form of MCDA in its decision making framework and we support this. Widening the use of 
MCDA would therefore seem sensible and would aid the evaluation of those treatments for rare conditions which are not rare 
enough to fall under the HST process, but would struggle to conform to the proposed £50k threshold due to their rarity. 

Shire 
Pharmaceuticals 
Ltd 

Main = 
General -- 
Other = 

We would like clarification on how Clinical Guidelines which pull together multiple technology appraisal outcomes, may take into 
account potential differential recommendations (in particular for similar products) as a result of some products using the current 
system of assessing value and future assessments which may use the proposed thresholds and modifiers (or an amendment to 
these) and so provide a different level of recommendation. An explanation of how this will be managed would be very helpful. 

Shire 
Pharmaceuticals 
Ltd 

Main = 
General -- 
Other = 

Can it be made clear whether manufacturers will have the ability to request the reappraisal of existing TAs for their products? 

Shire Main = In a therapy area such as ADHD, the early diagnosis and treatment of a child during the formative learning years (5 years to 7 years), 
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Pharmaceuticals 
Ltd 

General -- 
Other = 

has a positive impact on long term educational achievements, therefore on employment and productivity, plus a reduction in costs 
associated with the criminal justice system, so any changes should be able to take account of this type of societal impact. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
General -- 
Other = 

Otuska welcomes the opportunity to respond to the Value Based Assessment consultation. The overarching aim of this proposed 
new process is to improve and increase the overall access to innovative, effective medicines taking into account the severity of the 
disease and the effect conditions have on a patients’ capacity to engage in society, is aligned with Otsuka’s own philosophy. 
 
Since the inception of NICE, increasingly new medicines and approaches to prescribing are targeting smaller number of patients and 
more specific unmet health needs. In addition the NHS landscape has changed and is expected to deliver high levels of quality and 
improvements in patient outcomes with in scarce resources. In light of these considerations the evidence on which an individual 
medicine is appraised is evolving and requires a technology assessment process that is robust, flexible and responsive to the health 
environment, whilst being fair and transparent to all stakeholders. 
 
If developed and implemented to best affect VBA will enable NICE to provide relevant and sound guidance to the NHS that enables 
commissioners to deliver timely access to medicines for patients. In doing so NICE will promote investment in innovative medicines 
and technologies thereby improving outcomes for patients. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
General -- 
Other = 

Rare diseases 
 
We welcome the new Highly Specialised Technology (HST) process which has been developed specifically to assess fairly and 
appropriately new medicines and technologies for orphan diseases. However there are some rare diseases where numbers are 
marginally too large for medicines to be appraised through the new HST process and as a result these would be put through a 
normal NICE HTA review. 
 
As presented by the ABPI disease rarity challenges the ability of researchers, industry and others to generate an evidence base that 
would enable a medicine to be supplied at a cost that meets the NICE cost-effectiveness threshold. It has been noted that this has 
led to a disinvestment in rarer diseases. To this end, and in order to avoid blocking access to treatments for small yet not 
insignificant numbers of people, we recommend the inclusion of a disease rarity modifier in the decision process. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
General -- 
Other = 

Service user and patient experience 
 
NICE has always included in its processes the opportunity for service user and patient group submissions. The proposals set out an 
opportunity for greater consideration of the impact of a disease or condition on an individual, their carers, family and, the NHS and 
other statutory services. However the proposal is lacking in the opportunity to keep patients and service users at the heart of 
decision making. We recommend that the process for consultation with these important stakeholders is reviewed and the ability for 
participation and input is incorporated throughout including as part of the scoping exercise at the outset. 

Otsuka 
Pharmaceuticals 

Main = 
General -- 

Consistency 
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(U.K.) Ltd Other = NICE provides a range of guidance and guidelines to the NHS. In addition it has recently announced a new process of highly 

specialised technologies (HST). Given this wide remit it will be incumbent upon NICE to ensure that all its deliberations and final 
advice reflects common principles of transparency, consultation and being focussed on patient outcomes. In addition it must 
endeavour to ensure that there is consistency with wider health and public health strategies and goals, working with and not against 
national policy. 

True Research 
Limited (healthcare 
financial 
consultants) 

Main = 
General -- 
Other = 

NIICE should have regard to the terms of the 2014 PPRS. 
The current Terms of Reference on which NICE is operating were issued by the Department of Health in June 2013. The Heads of 
Agreement for the 2014 PPRS were not concluded until November 2013. The PPRS is a formal five-year agreement between the 
Department of Health and the pharmaceutical industry. The 2014 PPRS takes precedence over the earlier Terms of Reference given 
to NICE. The Heads of Agreement stated: 
 
“NICE will not negotiate, publicly set or publicly indicate prices” 
 
This provision is consistent with a view that NICE should reduce its involvement in valuing drugs and focus more on medical advice, 
as its full name “National Institute for Health and Care Excellence” suggests. 

True Research 
Limited (healthcare 
financial 
consultants) 

Main = 
General -- 
Other = 

NICE can no longer affect the total NHS drug bill. 
The 2014 PPRS has effectively already determined the NHS drug bill in each of the five years 2014 to 2018. Under the scheme the 
industry pays rebates to the Government. These pay back the excess over the agreed amount to be paid for drugs in each year. 
Increased prescribing of expensive new drugs by doctors need not displace funding for other healthcare because the extra cost of 
the drugs would be cancelled out by an increased rebate. The industry and the Department of Health have in effect agreed a fixed-
price deal under which doctors can prescribe whatever they like without affecting the NHS drug bill in the five-year period covered 
by the agreement. NICE will therefore have no role during the period of the 2014 PPRS in protecting the NHS drug bill from 
inappropriate prescribing of expensive drugs. 
 
The only benefits from NICE's drug valuing activities over the five years covered by the 2014 PPRS will be 
to protect companies with a lack of important, new products to launch during the period from having to pay excessive rebates as a 
result of other companies launching innovative drugs at overinflated prices. In view of the fact that NICE's drug valuing role will be 
of benefit only to the drug industry, my view is that these activities should be de-emphasised at NICE in favour of a more 
educational role in informing doctors, other healthcare professionals, politicians and the Public about what is medically best or most 
healthy. 
 
Value-based pricing outside the pharmaceutical industry is rare. In most industries prices are determined by supply and demand, 
applying a mark-up to costs, making comparisons with situations with similar circumstances or applying a formula. There is little 
reason to believe that a value-based appraisal is the best way to determine what drugs should be available. Drugs are usually (but 
not always) cheap to manufacture. The main reason for fair prices is to give a return on and encourage R&D in order that mankind 
can continue to benefit from new drug discoveries. This objective does not relate closely to the value of individual new medicines 
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but it is well covered by the PPRS. NICE would do more to help pharmaceutical investment in the UK if it talked more about the 
value of innovation and less about arbitrary controls on individual drug prices. 
 
The 2014 PPRS gives excellent value to the NHS by keeping growth in total NHS spending on drugs at a rate well below inflation and 
below that on other NHS services over the five-year period and avoiding any need to ration drugs. The Government was lucky in 
concluding the deal at around the time when the economy was weakest and so austerity measures seemed most appropriate. The 
industry aims to achieve good long-term growth and may in due course reasonably aim for a 2019 PPRS that will allow sales to 
outstrip inflation. 
 
The attractions of a fixed-price agreement are in my view great enough for both the industry and the Department of Health to wish 
to continue the arrangement well beyond the 2014 PPRS. If all goes well, the system could last 10 to 20 years. There is nothing 
unusual about fixed-price contracts. They occur routinely in many industries such as telecommunications, broadband, energy 
supply, buffet restaurants, subscription services, contract car hire, loans and life assurance. 
 
Some health economists believe that allowing doctors to prescribe what they wish without regard to the value of drugs will distort 
the market and encourage an unsustainable level of prescribing of expensive drugs. These commentators think that the 2014 PPRS 
could end in tears with a huge demand being created for excessively costly medicines that cannot be afforded over the long term. 
They therefore argue that NICE must continue to value and ration drugs even though the industry is willing to pay for five years. I 
think that these fears will turn out to be mistaken. Drug companies without major new drugs will be unable to gain sales easily 
because of the rebate. They will therefore reduce marketing and educational expenditure in order to raise profits. Hopefully 
organisations like NICE can fill the gap by offering good independent advice. Drug companies that do have major new drugs will 
increase the rebate paid by others because of the way the system works. Everyone will have a vested interest in criticising any 
company that imposes unreasonable drug prices. 

True Research 
Limited (healthcare 
financial 
consultants) 

Main = 
General -- 
Other = 

Need for Further Consultation 
I have not proposed the abolition of NICE because it does internationally outstanding work outside the arena of drug valuation and 
because its drug pricing skills may be needed if a future PPRS requires it or becomes unworkable. However, the 2014 PPRS is a game 
changer. Further consultation and possibly new terms of reference are appropriate. The guarantees under the 2014 PPRS have 
removed the time pressure. 

Sanofi UK Main = 
General -- 
Other = 

We consider that the consultation document is critically lacking in a number of key details and therefore propose that further 
development and consultation is essential before VBA can be implemented, because as it stands it is not possible for stakeholders to 
understand the implications of the scheme for patient access to new medicines.  
 
For example, it is proposed that proportional QALY shortfall will be used to quantify BoI and absolute QALY shortfall to estimate 
Wider Societal Impact. However, there is no guidance on how the two numbers resulting from these calculations will be taken into 
account in decision-making. This makes it impossible to assess what ultimately will be the impact of these proposals on patient 
access to new medicines. An example of this is the appraisal of EoL medicines. The original terms of reference from Department of 
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Health set out that the current EoL criteria should be encompassed within the BoI weighting. Most drugs previously approved under 
EoL criteria required a threshold equivalent to applying the proposed maximum weighting of 2.5 for approval. Given the proposed 
cap of 2.5 across all value elements it is therefore possible that EoL medicines that would have been approved under the previous 
criteria would not be approved under VBA, if they do not have a high score on other value elements (such as societal impact), 
thereby disadvantaging patients with EoL diseases under the new system. Since the consultation document is unclear how BoI will 
be applied or whether all other modifiers would also have to be applied to secure the proposed maximum weighting, it is impossible 
to assess if EoL criteria are adequately encompassed within the new BoI weighting. 
 
There needs to be a clear decision-making framework outlined before VBA can be put into practice. This is not the case in the 
current document and the VBA framework therefore needs to be developed further and put forward for further consultation. It 
would be unacceptable for NICE to implement a VBA process based on the present consultation document, since even the basic 
mechanics of the new process are unknown or not yet disclosed. This puts all stakeholders at a considerable disadvantage and, 
more importantly, risks delaying or preventing patient access to new medicine, as well as causing increased workload and delays to 
NICE appraisals under the new system.  
 
We recognise the challenges faced by NICE in developing a coherent process and methodology for VBA. We consider that VBA offers 
a considerable opportunity to improve the assessment of new medicines for the benefit of patients, in particular through taking 
account of broader aspects of a medicine’s value beyond cost-effectiveness. The consultation document proposes that the 
additional value elements (“modifiers”) will be used to adjust the cost-effectiveness threshold or QALY. However, an alternative 
approach would be to use the cost-effectiveness estimate as only one factor in decision-making, and assess additional value 
elements separately. This would facilitate incorporation of qualitative information within the decision-making process. One way of 
operationalising this could be through a multi-criteria decision analysis (MCDA) framework. This could provide a systematic and 
transparent way of assessing all elements of value, including cost-effectiveness alongside the elements proposed as “modifiers” 
within the current document. This framework could also be used to facilitate engagement from clinical and patient experts, which 
we believe needs to be considerably strengthened as part of the NICE appraisal process. Sanofi proposes that such an approach 
could allow a more holistic assessment of the value of new medicines, while maintaining NICE’s principles of fairness and 
transparency. 

Ethical Medicines 
Industry Group 

Main = 
General -- 
Other = 

EMIG (Ethical Medicines Industry Group) welcomes the opportunity to support this evolution of the STA and MTA methods. We 
recognise the difficulties associated with the short window between finalisation of the PPRS and the intended methods guide being 
made available. 

European 
Medicines Group 
(EMG) 

Main = 
General -- 
Other = 

Context: Time for Change 
 
The 17 members of the European Medicines Group supply over 20% of all medicines used by the NHS. Our companies are a 
microcosm of the research-based pharmaceutical industry including some of the biggest suppliers of medicines and smaller, highly 
specialised companies with tightly focused research activities, researching and producing some of the most innovative medicines 
available in areas of considerable unmet need including end-of-life medicines; those for use in rare and orphan conditions (which 
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affect six million people in the UK); ground-breaking regenerative medicines including those for small populations; 
immunotherapies; stratified medicines with companion biomarkers to allow tailoring of the treatment to the patient to increase the 
predictive probability for success; molecular treatments that can affect multiple disease pathways; as well as for long-term 
conditions such as dementia and medicines for the management of modern life-style related illnesses such as alcohol abuse and 
type 2 diabetes.  
 
Increasingly the result of our research focus means that a greater proportion of these new medicines is likely to be in areas where 
NICE has traditionally had difficulty assessing. The need for the Cancer Drugs Fund and the Highly Specialised Technology process 
are testament to the fact the standard system cannot cope with all eventualities. Our expectation is that these ‘exceptions’ will 
increasingly be the norm.  
 
The current system was designed for the new medicines of the late nineties and noughties. Our new product portfolios represent 
what medicines look like / will look like in the second and third decade of the millennium. 
 
The view of the EMG is that we are at a tipping point. Our new medicines pipeline is changing; the evidence base for our medicines 
is changing especially as we target smaller groups of patients (as is our pricing structure where R&D costs may need to be recouped 
from smaller populations of users) and we believe change and a different type of value approach is now required. 
 
We support the ABPI’s practical recommendation for a panel of patients, clinicians and regulatory specialists to identify the 
innovative character of a medicine and to advise Appraisal Committees respectively. It is important to reward first-in-class 
interventions for which is difficult to prove cost effectiveness as they are often compared against a low cost generic. 
 
Assessment needs to appropriately and comprehensively value these new medicines and we call on NICE, DH and NHS England to be 
more ambitious in their consideration of value. 
 
The new PPRS agreement, which now sees the pharmaceutical industry underwriting growth in the UK branded medicines over 
agreed levels from 2014 – 2018, has provided a window of opportunity to develop a more ambitious approach to VBA and 
medicines appraisals. We urge all to seize this opportunity.  
 
ABPI in its response to this consultation has set out proposals which begin to address this. 

GlaxoSmithKline Main = 
General -- 
Other = 

NICE were issued the terms of reference (ToR) for the consideration of VBP before the recent announcement around the PPRS. The 
PPRS agreement offers surety on the overall medicines bill and therefore the opportunity for NICE to be more permissive in terms of 
recommending new treatments, with less risk on both the medicines bill and spend more broadly in the NHS. With this agreement 
in place we would like to see NICE be more flexible in the consideration of new medicines and take a more pragmatic approach 
when considering reasonable uncertainty associated with the evidence for a new technology. The new PPRS agreement offers NICE 
a significant opportunity to improve access for patients to innovative medicines which is not fully reflected in this methodological 
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approach. 

GlaxoSmithKline Main = 
General -- 
Other = 

The application of the modifiers to the decision problem and any potential issues should be discussed explicitly at the scoping 
phase. 

GlaxoSmithKline Main = 
General -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 
6.2.10) 

GSK are supportive of the ABPI position that the use of proportionate QALY shortfall be used as a measure of the burden of illness. It 
is well acknowledged that the QALY has its limitations, but given the challenges to try and standardise a measure of severity this 
seems a reasonable approach. 

GlaxoSmithKline Main = 
General -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 
6.2.11) 

GSK are supportive of the use of absolute QALY shortfall as a surrogate marker of an individual’s (diminished) ability to contribute to 
society and therefore the wider societal impact of a condition. We do however feel that absolute QALY shortfall might be somewhat 
crude and therefore manufacturers should have the ability to provide additional evidence of the wider societal impact of the 
disease. 
 
We are also concerned that by the very nature of being an absolute measure, absolute QALY shortfall will be dependent on age and 
therefore Appraisal Committees will need to be aware of any equity concerns. 

GlaxoSmithKline Main = 
General -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 
6.2.12) 

The proposed wording is somewhat vague in offering the Appraisal Committee guidance in the interpretation of proportionate and 
absolute QALY shortfall as they relate to burden of illness and wider societal impact respectively. 
 
There needs to be wording included that help Appraisal Committees in their consideration of these factors, without being too 
formulaic. 

GlaxoSmithKline Main = 
General -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 

The reference to the NICE cost-effectiveness threshold of £20,000 per QALY gained doesn’t accurately reflect the decisions NICE has 
made historically, nor the agreement in the current PPRS to retain the threshold as they currently are. This is acknowledged in the 
consultation document (paragraph 3), but not reflected in the text in the Method’s Guide itself. 
 
While it has been suggested by NICE that a threshold of £20,000 per QALY gained more accurately reflects current thinking within 
NICE and Appraisal Committees, a change to wording of Methods Guide has significant impact.  
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6.3) Recent research from OHE suggests that decision making in NHS is not purely based on opportunity cost, and that other factors are 

taken into account. Combining this with various concerns about the University of York’s research on methods to estimate the 
threshold (highlighted in the recent article by Professor Raftery ) leads us to suggest that, the current wording around a range of 
£20-30,000 per QALY should be retained. 

GlaxoSmithKline Main = 
General -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 
6.3.6) 

We share the ABPI’s concerns over the arbitrary nature of the maximum QALY weighting of 2.5 times. 
 
The current PPRS offers a real opportunity to improve access by offering surety on the medicines bill. GSK appreciate the need to 
have some indication of willingness to pay and the value that new treatments offer the NHS. We therefore think that while the 
(maximum) QALY weighting of 2.5 may be appropriate for the majority of technologies, there should still be the flexibility for 
Appraisal Committees in exceptional circumstances to consider ICERs above this level (especially if a number of the modifiers are 
relevant or in other circumstances such as for rare diseases). 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
General -- 
Other = 

• The proposal would benefit from a clear statement regarding the aim of implementing VBA. Currently, the document simply refers 
to NICE responding to the terms of reference from DH. If the aim is to broaden the definition of value considered by NICE, approval 
of medicines with high value to patients and society should, all things being equal, increase. In this respect, we note that one of the 
central themes of the proposal for Value Based Pricing (VBP), the precursor to VBA, was to promote innovation and access.  
 
• As per our response to consultation question number 3, the new 2014-2018 PPRS agreement sees the pharmaceutical industry 
underwriting growth in the UK branded medicines bill over agreed levels for the next five years. We agree with ABPI that this 
provides a new context to progress a more ambitious set of proposals for VBA to allow more patients to benefit from innovative 
medicines. 
 
• As also highlighted by ABPI, this should be considered alongside the need for an HTA system that can better accommodate the 
appraisal of medicines which are increasingly targeted at smaller patient populations, and which is better able to deal with the 
complexities of specialised medicines e.g. cancer medicines. The emergence of the NICE HST process and Cancer Drugs Fund (CDF) 
respectively highlights how the current appraisal system struggles to produce policy decisions in these areas that reflect the 
preferences of patients and society. 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
General -- 
Other = 

• The proposal provides a conceptual framework for VBA and asks for stakeholder input on how to operationalise it for decision 
making. This is not unreasonable as a part of consultative process. However, given the incomplete nature of the proposal, it is 
essential that a second consultation is initiated once a more complete proposal has been formulated. This consultation should 
include the proposed supplementary advice to Appraisal Committees on how to apply decision modifiers. Without this consultation, 
there is a risk that a process is rolled out without full stakeholder input. We note in this respect that the DH terms of reference to 
NICE state that the methods should “be as transparent and predictable as possible”. The current proposal falls short of this 
requirement. 

Novartis Main = • The update to the Methods Guide should be used as an opportunity to ensure that NICE’s position on all decision modifiers are 
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Pharmaceuticals 
UK Ltd 

General -- 
Other = 

contained in a single place. For example, some additional ‘social value judgements’ stated by NICE to influence Appraisal Committee 
decisions (Rawlins et al. 2010, Br J Clin Pharmacol 70:346-9) do not appear in the Methods Guide e.g. the pragmatic approach to 
appraising medicines for children. 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
General -- 
Other = 

• We note that some of the proposed changes will have an impact on the reference case approach adopted by NICE (see table 5.1 of 
the 2013 Methods Guide). For example, the equity position of “an additional QALY has the same weight regardless of the other 
characteristics of the individuals receiving the health benefit” would require revision if NICE was to give greater weight to those 
affected by conditions with a high BoI or WSI. 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 
General -- 
Other = 
Illustrative 
Technology 
Appraisal 
List and 
QALY 
Shortfall 

• The illustrative list of QALY shortfalls provided with the consultation was helpful. However, it has not been possible to replicate 
some of the shortfall figures cited for appraisals of Novartis medicines. The document states that “QALYs gained without the new 
intervention have mostly been taken directly from the company in their original submission”. It would be helpful if specific sources 
were cited for each appraisal to enable us to fully verify the figures provided. 

Novo Nordisk Ltd. Main = 
General -- 
Other = 

Novo Nordisk, as members of the ABPI, support the response provided by the ABPI. And have therefore not repeated their 
comments in this document. 

Merck Serono Main = 
General -- 
Other = 

Supporting Points for Change to the NICE TA Methodology 
 
Merck KGaA, a predominantly family owned company, based in Darmstadt, Germany. It is the oldest pharmaceutical and chemicals 
company in the world. (1668). 
Merck Serono is the largest division of Merck. It markets innovative biopharmaceuticals. We focus on highly specialized therapeutic 
areas such as neurodegenerative diseases, oncology, immuno-oncology, fertility, endocrinology, cardio-metabolic care, alcohol 
dependency and biosimilars. We have some 38,000 employees in over 66 countries working to discover, develop and manufacture 
therapies across a range of disease areas. Merck Serono has a goal of achieving the right product for the right patient at the right 
time.  
Our focus is to discover, develop, manufacture and commercialize innovative speciality therapies for high unmet medical needs. 
Through their targeted effect, these help patients to live a longer and better life  
Merck Serono has its own integrated research and development facilities as well as a network of alliances with other biotech 
companies and academic groups. Each year we invest 22% (around € 1.5 billion) of total revenues globally to discover and develop 
new therapies focused on the core therapeutic areas of Oncology, Multiple Sclerosis, and Immunology 
Currently, our R&D pipeline includes around 70 projects prior to phase I and over 100 clinical studies from Phase I onwards. 
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Merck Serono is committed to delivering delivering innovation to patients via: 
• Treatments for rare diseases 
• Immune-oncological medicines with the potential to provide substantial increases in long-term survival 
• Stratified medicines – using genetic profiling through the use of companion diagnostics i.e. Erbitux and RAS testing in metastatic 
colorectal  
• Innovative delivery systems and tailored support to aid adherence i.e Rebif in Multiple Sclerosis 
The common feature is that medicines are being targeted at smaller numbers of patients which generate a different value 
proposition in terms of addressing levels of patient unmet need and potential patient benefits. The pharmaceutical industries 
pricing structure has therefore also changed, to recoup R&D costs from smaller populations of users. The evidence base for these 
medicines is changing which means that a different HTA approach to appraisal will be required. 
As the perspective of the EU and UK regulatory authorities broadens to permit new medicines to be made available to patients 
earlier (via such approaches as adaptive licensing and early access schemes) and as consequence more limited evidence base, the 
perspective of HTA bodies such as NICE must also evolve to be correspond with this evolution 
Current NICE HTA methodology does not work for the majority of cancer medicines with the rate of cancer medicines recommended 
falling by nearly half (from 48% to 26%) in the last 5 years versus previous years (OHE analysis of NICE Technology Appraisals). 
Between 2000 and 2014 NICE were more likely to reject orphan medicines (38%) as compared to non-orphan medicines (16%) 
(Office of Health Economics (OHE) analysis). 
 
Merck Serono are therefore concerned that the current technology appraisal system as applied to today’s medicine is not going to 
support access to our innovative product pipeline and the case for a more ambitious change to be put in place considered through 
VBA is strong. The U.K. Government and NHS objectives in the Strategy for UK Life Sciences for Stratified Medicine and “Innovation, 
Health and Wealth” (2012) is to support patient access to innovative medicines. VBA is an opportunity to support the stated goals of 
improved adoption and diffusion of innovation in the NHS, and ensure that NHS patients are amongst the first in the world to 
benefit from advances in medicine.  
 
The HTA assessment needs, to appropriately and comprehensively value these new medicines and we call on NICE, DH and NHS 
England to be more ambitious in its consideration of value. In 2011 the Government set out a vision for value-based pricing (VBP) to 
become the new mechanism for agreeing the price of medicines. The aim was to implement a more pragmatic approach to the 
assessment of value for medicines. 
The aims of value-based pricing (VBP) within the 2011 consultation, were to, recognise and reward innovation, in particular by 
encouraging a focus towards genuine breakthrough drugs which address areas of significant unmet need. 
In establishing the of a Cancer Drugs Fund in England in April 2011, there began a commitment to address some of the most 
pressing access issues, enabling cancer patients to be treated with the cancer drugs that their doctors think will help them. “It will 
begin to make the connection to a value-based approach by putting clinicians and cancer specialists in the driving seat to decide 
how the funding is best spent for patients. The Fund will bridge the gap until the introduction of new medicines pricing 
arrangements, which would then formalise the relationship between value and price.i” Both the Cancer Drugs Fund and VBP reflect 
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the Government’s determination to give more power to clinicians to take decisions about treatments in collaboration with patients.  
Merck Serono supports the cancer drug fund in giving access to over 40,000 patients to date. However, we believe that NICE should 
be the primary appraiser of treatments and therefore any VBA methodology should reflect the access available to patients of 
clinically-effective treatments by the CDF fund. 
 
During 2012/13 PPRS negotiations the DH proposals for value based pricing have evolved into three elements only: cost 
effectiveness based on QALY, moderated by Burden of Illness and Wider Societal Benefit. There is no separate element for 
Therapeutic Improvement and Innovation (TII), and Burden of Illness includes only severity and not unmet need. This is very 
different to the original proposal in the DH consultation and from then Secretary of State for Health Andrew Lansley. Mr Lansley 
proposed that value should be assessed on wider parameters, including unmet need and therapeutic improvement and innovation. 
He also proposed panels comprised of clinicians and patient representatives to consider judgements of what is important in a 
clinician and patient-led NHS 
 
The new PPRS agreement which now sees the pharmaceutical industry underwriting all growth in the UK medicines over agreed 
levels for the next five years from 2014 – 2018 now provides a new context to progress a more ambitious set of proposals for value 
based assessment. This includes explicit opportunities for NICE to adopt a more “pro-innovation” perspective in its decision making 
processes for technology appraisals of new medicines; rebalancing its approach to dealing with reasonable uncertainty in the 
evidence base for new medicines so that NHS patients do not lose out; and providing further discretion to Appraisal Committees to 
approve medicines for use beyond any fixed upper threshold limit when this might be deemed appropriate 
 
Merck Serono support the ABPI proposal to see NICE given a new mandate from Government to require it to approve more new 
innovative medicines in the context of the PPRS agreement to maximise benefits for patients and commissioners. Merck Serono also 
support the ABPI offer to discuss with NICE proposals for how its approach to medicines evaluation could also change so that more 
new medicines can be approved under a scenario where the opportunity offered by the PPRS is fully realised for the benefit of 
patients and the NHS. These discussions can appropriately be progressed at the NICE/ABPI Industry Council. 
 
Merck Serono would like to further recommend the following to allow a wider and more pragmatic evaluation process: 
 
1. Each of the factors should be considered individually. Substantial weighting should be applicable to each individual factor 
(including burden of illness and wider societal impact). Specific evidence should be produced for consideration by Appraisal 
Committees which includes both quantitative evidence, where this is available, and qualitative descriptive evidence where 
appropriate 
2. Expand HRQoL to other non-health related aspects of quality of life such as patient and / or carer experience that should be more 
explicitly taken into account covering for example, independence, dignity, convenience and patient confidence when evidence is 
available to support their evaluation. Alternatively as part of the “innovative nature of the technology” modifier. 
3. Give greater emphasis and more guidance on assessing true innovation. The ABPI recommends a categorical classification (for 
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example, important, moderate and modest) and using a panel of patients, clinicians and R and D specialists to identify the 
innovative character of a medicine and to advice Appraisal Committees respectively. As a starting point, the definition of innovation 
used by regulatory bodies could be used. This could also be used to reward companies that invest in new methods of stratifying 
medicines to support clinical and patient outcomes that reduce costs, plus innovative value packages supplied with the treatment 
that provide support for patients and clinicians through services and telehealth . 
4. To address the issues set out above around smaller populations and rarer diseases, Merck Serono support the ABPI proposal of a 
rating for rarity that can be applied as a multiplier or an expansion of the new NICE HST assessment scope from very rare to also 
cover rare. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
General -- 
Other = 

The JPG is grateful for the opportunity to comment on the proposed changes to the NICE Methods Guide, which are a response to 
the updated terms of reference for NICE provided by the Department of Health (DH) July 2013. 
 
The JPG note that the DH terms of reference were provided to NICE before the finalisation of the PPRS 2014-2018. As a result of the 
PPRS arrangements, and the agreed limitation in the growth of expenditure by the NHS on branded medicines, we believe that 
there is an opportunity to further develop the NICE VBA process. This would be with the aim of improving outcomes for the benefit 
of patients and the NHS, as a result of increased numbers of effective medicines being recommended. 
 
This would address two key issues which the JPG would like to highlight: 
• NICE to more effectively evaluate the emerging pipeline of health technologies. 
• NICE to help support the broader aims of the Government and NHS in the Strategy for UK Life Sciences and Innovation, Health and 
Wealth (2012).  
 
The JPG believe that there is insufficient detail in the current proposals, to know what impact the changes will have on the 
evaluation and level of recommendation of health technologies by NICE.  
The more explicit inclusion of burden of illness (BoI) and wider societal impact (WSI), is broadly welcomed, however the process 
needs to be more responsive to the increasing number of specialised medicines. Clarity and greater engagement in the VBA process 
are essential to Japanese companies, as uncertainty will undoubtedly lead to continued poor access and delay in the introduction of 
medicines into the UK and and therefore the erosion of further investment from Japanese companies. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
General -- 
Other = 

The changing pipeline of health technologies 
 
Increasingly health technologies are being introduced with a more targeted patient population in mind. Subsequently there will be 
various limitations and variability with regards to the data available for evaluation. This uncertainty will require appropriate 
handling at various stages, including the early dialogue between manufacturers and NICE and the degree of guidance and discretion 
given to the Appraisal Committee in looking at the modifiers in the decision making process.  
 
The changing pipeline provides challenges to the current QALY based evaluation process. The lack of access to innovative cancer 
treatments highlighted this, with the result that the Government provided an alternative mechanism for clinicians to provide 
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patients access via the Cancer Drugs Fund (CDF). This was implemented as a temporary measure whilst an alternative process was 
developed by NICE 
 
The JPG has concerns that the loss of ‘end of life’ criteria from the decision making process will not be adequately captured by the 
BoI and WSI evaluations. As manufacturers the JPG would expect to produce evidence in support of the clinical and cost 
effectiveness of the health technology and to inform the appraisal committee with the best available evidence. However, the nature 
of this evidence and its relevance in individual circumstances needs to be explored in more detail.  
 
The PPRS confirms that the terms of reference for VBA will not prevent NICE from applying deliberation in the assessment process 
(as they do now). We would be pleased to support a process by which there is open and constructive discussion on the relevance 
and significance of various modifiers and the weighting of these. We believe that there is no need for a rigid upper limit and the 
weighting applied by appraisal committees should not be constrained by any particular multiplying factor. 

Japanese 
Pharmaceutical 
Group (JPG) 

Main = 
General -- 
Other = 

Broader Government and NHS objectives 
 
The Government wishes to see improved access to innovative medicines. This is clearly demonstrated in the PPRS, Life Sciences 
Strategy, Innovation Health and Wealth and Early Access to Medicines Scheme (EAMS). These include efforts to support patient 
access to novel treatments, innovative approaches to delivering healthcare, and to help drive growth in the life sciences industry 
and economy more generally. 
 
A fundamental objective of the PPRS is to improve outcomes for patients by improving access to, and appropriate use of, clinically 
and cost effective medicines. This is a commitment from the health departments of England, Wales, Scotland and Northern Ireland. 
One aim is clear; to improve access to innovative medicines, commensurate with the outcomes they offer patients, by ensuring that 
medicines approved by NICE are available widely in the NHS. However, the opportunity of increased availability of such medicines as 
a result of increased number of recommendations does not appear to be recognised in the consultation.  
 
The PPRS agreement also notes its intent to support the Government’s growth and innovation agenda for life sciences. ‘The 
Government has set out a broad range of policy initiatives, including the Life Sciences Strategy, to support a sustainable industry 
based on innovation and the Innovation, Health and Wealth initiative addresses the importance of early adoption and diffusion of 
clinically and cost effective innovative medicines in the NHS.' In addition the government holds NHS England to account for its 
commitment to innovation in the NHS England Mandate. 
 
The JPG welcomes the moves to increase adoption and diffusion of NICE recommended technologies and supports the full 
implementation of the strategies set out. JPG members believe NICE has the opportunity to go further in adopting a less 
conservative approach to the recommendation of technologies, thus increasing the access to more innovative medicines to 
maximize health benefit gained from available NHS resources. 
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We would welcome the chance to discuss these aspects further. 

Roche Products 
Limited UK 

Main = 
General -- 
Other = 

Roche is extremely disappointed with this proposal.  
 
Value Based Pricing, and now Value Based Assessment, represented a significant opportunity to reform NICE’s HTA process to 
achieve levels of access to medicines comparable to those of the rest of the world and this opportunity has not been taken. 
 
The approach described under VBA has not reconciled the difficulties and differences in the funding of oncology medicines around 
the world, in particular with regard to Richards (2010). The UK ranked 10th out of 14 countries in the all cancer category and 12th 
out of 14 countries for cancer medicines with market authorisations within the last 5 years (Richards (2010), page 19). We believe 
access to oncology medicines in England could be further disadvantaged if VBA remains as proposed. 
 
Roche is disappointed that under the proposal End of Life criteria will be removed without an adequate substitute, and this reflects 
a retrograde step in access to cancer medicines. 

Roche Products 
Limited UK 

Main = 
General -- 
Other = 

On page 13 “We need to place an upper limit on acceptability of an ICER, because valuable care elsewhere in the NHS might be 
displaced without at least an equally valuable gain being achieved.” Given the PPRS 2014-2019, the notion of a cost effective 
displacement threshold is redundant: the pharmaceutical industry has agreed with the Department of Health to cap the growth in 
the medicines budget and underwrite any overspend. Failure to account for this new financial arrangement within NICE 
methodology generates the risk that NICE decision making is not fully reflective of the new financial reality when managing 
pharmaceutical expenditure and its impact upon the NHS budget. 

Roche Products 
Limited UK 

Main = 
General -- 
Other = 

The PPRS 2014-2019 clearly states that the basic cost effectiveness threshold will be retained at a level consistent with the current 
range and not changed for the duration of the agreement. The word range has been highlighted to emphasise that the current 
range is £20,000 to £30,000 per QALY gained. This should be the starting point for considering other elements of value that a 
technology brings, and not £20,000 per QALY as suggested. The basic cost effectiveness threshold has remained unchanged since 
1999. Inflation over this time period means that in real terms NICE values new medicines at an ever declining rate. 

Roche Products 
Limited UK 

Main = 
General -- 
Other = 

Roche would like to highlight that wider societal impact, as measured by absolute QALY shortfall, ignores the impact and the way 
that disease affects society as a whole. For example, a patient diagnosed with Alzheimer’s disease typically is older in age, and as 
such, their absolute QALY shortfall would not be high.  
However, the wider society impact of Alzheimer’s disease is substantial; carers are significantly affected, resulting in high carer 
burden and potential morbidity; spouses spend years with loved ones that cannot remember who they are, having a large emotional 
impact on their general wellbeing; family and friends are further detrimentally affected. A new technology that delayed progression 
to later stages of Alzheimer’s for six months would not score highly on wider societal impact as measured by absolute QALY 
shortfall. But those six months would result in a significant positive wider societal impact for carers, spouses, family and friends of 
patients. Roche strongly believes that these elements need to be considered as part of the wider societal impact that treatments 
can bring. 

Roche Products Main = Other than the serious methodological concerns with HTAs in oncology, as described in Garau et al. (2011), Roche would like to 
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Limited UK General -- 

Other = 
highlight the added complexity that combination therapies bring, in particular to assigning a value for the new technology. 
Combination therapies mean that, for an extended period of Progression-free survival (PFS), the extra cost of the combination is not 
only the new technology itself, but also that of the standard of care, which can be significant. In the ongoing appraisal of 
pertuzumab (in combination with trastuzumab and docetaxel) for metastatic breast cancer, it is not possible to meet current cost 
effectiveness thresholds even if pertuzumab is provided free of charge to the NHS. Roche believe VBA should provide a more 
flexible approach to the measurement and definition of value in oncology, noting the particular challenges oncology assessment 
brings. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
General -- 
Other = 

Janssen support the ABPI proposal for an explicit decision making framework and suggests that the consideration of each factor 
should be clearly documented during the appraisal process. Janssen also supports the ABPI position that each factor should be 
considered individually, and that any one factor should be permitted to uplift the threshold. Lastly, Janssen supports the ABPI 
position that VBA should be piloted for a period of time, in order to test whether the new process allows more important 
treatments to be recommended, and to work out any issues that arise during implementation. A further consultation to refine the 
process should then be undertaken upon completion of the pilot phase. 

Bayer Main = 
General -- 
Other = 

We appreciate the opportunity to comment on this review document and we support the attempt by NICE to broaden the definition 
of value incorporated into the Technology Appraisal process. We recognise that the proposals allow the consideration of aspects of 
cost and benefit not previously explicitly included in the NICE methods and that the proposals allow the application of these to all 
conditions rather than those at the end of life alone. Nevertheless, we believe that the proposals lack the specific details that are 
necessary to enable a predictable, transparent and consistent approach to the appraisal of technologies. We have highlighted the 
areas of particular concern in the following paragraphs. 

Bayer Main = 
General -- 
Other = 

Incorporation of modifiers into the Technology Appraisal process 
 
It is unclear how the weightings will apply in practice and how the weightings will be incorporated into the technology appraisal 
process. For example, the review proposal does not indicate whether estimates of these weightings and supporting evidence will 
form a standard part of all submissions on new technologies and be reviewed as part of the process for all new technologies. 

Bayer Main = 
General -- 
Other = 

The review proposal is unclear with regards to whether the additional weightings will only be evaluated by the Appraisal Committee 
when the most plausible ICER estimated by the Committee is over £20,000. Similarly, it is not clear if technologies with estimated 
ICERs of between £20-30,000 will be evaluated within the context of the additional weightings, and if this is influenced by the level 
of (un)certainty.  
 
Without more specific guidance documents, at the time of consultee submissions, the manufacturer, clinical experts, and patient 
experts will not know whether to include estimates of the weightings in their submissions, along with supporting evidence. 
Moreover, the review does not indicate the role and remit of the ERG with regard to reviewing the evidence and inclusion of 
estimates of all or some of the weightings in their reports. The role of clinical and patient submissions, and their expert input at the 
Appraisal Committee meetings, in the consideration of wider society impact, burden of illness, innovation, and potentially reducing 
uncertainty, is unclear. 
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Bayer Main = 

General -- 
Other = 

The review indicates that NICE will take a revised approach to the assessment of value. It is unclear from the proposed methods 
how NICE will take a new approach given the absence of detail regarding assessment of uncertainty, innovation and aspects of 
benefit not captured by the QALY. 

Bayer Main = 
General -- 
Other = 

We believe that another review consultation is required to provide an opportunity to review a more detailed proposal of the 
methods of value based assessment. This revised proposal would include a specific decision making framework for Appraisal 
Committees and stakeholders, as previously described in our comments, and other amendments based on the feedback from the 
consultation.  
 
A review of the final value-based assessment methods should be scheduled at the time of publication. 

Pfizer Main = 
General -- 
Other = 

Pfizer are grateful for the opportunity to respond to this consultation on the addendum to the Methods of Technology Appraisal for 
the proposed NICE adoption of value based assessment (VBA).  
 
Pfizer supports the intent of the Department of Health’s terms of reference to capture the wider aspects of value of medicines. We 
believe that incorporation of these wider aspects of value that were not previously captured by NICE, should fundamentally result in 
improved rates of NICE approval so that more patients can access and benefit from new treatments. 
 
Under the current NICE system, patients cannot sufficiently access treatments that can improve and extend their lives. Since 2010, 
approximately one third of new medicines each year have not been recommended by NICEa. Certain patient populations are 
disproportionally disadvantaged by NICE recommendations; for example, patients who are diagnosed with cancer or a rare disease. 
More specifically, for new cancer treatments, 42%, 57% and 100% of medicines appraised in 2011, 2012 and 2013 respectively were 
not recommended by NICEa. In order to ensure that people with cancer could access medicines to treat their condition, the 
Coalition Government established the Cancer Drugs Fund in 2010, to pay for cancer treatments that have, amongst other things, 
been rejected by NICE. This demonstrates that there is a higher willingness to pay and value placed on treatments that NICE has 
rejected using its current methodology, in response to clinician and patient demand. For rarer diseases, a new alternative approach 
is being applied for highly specialised technologies; however, the process is limited to only 2-3 medicines per year for very rare, 
specialised diseases.  
 
The limitations associated with the cost per QALY approach are well recognised and documented. Pfizer is concerned that the 
current NICE proposals on VBA will become a missed opportunity to improve access to new and innovative medicines and fail to 
appropriately address the existing underlying problems. The current proposals for VBA are too restrictive and inherently linked with 
the limitations of the current QALY approach. There is a need to broaden the assessment framework away from NICE’s principal 
decision-making criteria, the cost per QALY, and enable a qualitative assessment of value to have a meaningful impact on decisions.  
 
The new Pharmaceutical Price Regulation Scheme (PPRS) provides a unique opportunity to free the NHS from the cost constraints 
that have historically led to low and slow access and poor usage of innovative medicines for patients. Under the new PPRS 
agreement, Industry has agreed to underwrite any growth in the medicines bill above an agreed level. This presents an opportunity 
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for the UK to improve substantially the access to and use of new and innovative medicines to benefit patients, without any 
additional burden to NHS finances. There is a fundamental need to reform NICE’s HTA methodology and decision-making 
frameworks in order to take into account and reward a broader definition of the value of medicines outside the traditional cost per 
QALY approach. Crucially, the PPRS agreement could enable a new approach, whereby the opportunity costs of ‘over- investing’ in 
medicines or displacing other treatments need no longer be a guiding principle and as a result, NICE would be less reliant on a rigid 
cost-effectiveness threshold which would enable greater flexibility to reflect the true value of medicines. 
 
With clear direction from the Government, NICE can and should say ‘yes’ more often to promote innovation so that the UK becomes 
a leader, amongst comparable countries, in the adoption of new medicines. VBA could be the mechanism to achieve this goal with a 
new mandate to repurpose the approach adopted by NICE. This would be possible whilst still recognising the need for decisions on 
individual medicines to be made independently without influence from Government. A precedent for such a move has already been 
set in Scotland. Last year, the Scottish Government instructed the SMC to improve access to new medicines for patients at the end 
of life, or with rare conditions. Significantly, the SMC and Scottish Government acknowledged the need to move away from a rigid 
focus on QALY weightings and thresholds to allow more medicines to be recommended. This has been achieved by giving more 
weight to the voice of patients and clinicians in the decision making process. 
 
In conclusion, Pfizer seeks clarification on how the practical implementation of the additional and current value elements proposed 
under VBA will ensure that the true value of medicines is better recognised and overcomes the limitations of the existing QALY 
based approach. Pfizer requests that an appropriate decision framework for VBA, along with a mandate from Government to 
increase access to new medicines, is implemented to support NICE and Appraisal Committees and ensure that the new approach 
has a positive impact on patients’ lives. Further consultation on such a framework is required to adequately capture all stakeholders’ 
perspectives. 

Boehringer 
Ingelheim 

Main = 
General -- 
Other = 

Boehringer Ingelheim welcomes the opportunity to contribute to the development of value based assessment (VBA) given the 
importance of health technology appraisals, the complexity associated with improving the assessment process, and the impact that 
a change to the assessment process may have on patients. Boehringer Ingelheim takes issue that a full public consolation in which 
everyone is able to engage with the process before preliminary proposals are made has not been carried out, and suggests further 
consultation is necessary over and above the current review. 

Bristol-Myers 
Squibb 
Pharmaceuticals 
Limited 

Main = 
General -- 
Other = 

BMS supports the consultation response provided by the ABPI and wishes to supplement it with further proposal.  
It is proposed that the application of Value Based Assessment (VBA) is at the discretion of Appraisal Committees. However, BMS 
believes that the application of VBA needs to be mandatory for VBA to work and provide the necessary levels of equity and 
predictability. 

Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
General -- 
Other = 

Context 
Thank you for the opportunity to respond to this consultation on proposed changes to the NICE Methods Guide. We note that the 
changes which have been proposed are intended to reflect the terms of reference for value based assessment (VBA) which were 
issued by the Department of Health to NICE in July 2013 during the negotiation phase of the Pharmaceutical Price Regulation 
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Scheme (PPRS ) for the period 2014 – 2018. 
 
For 2014 / 15 and beyond 
The new PPRS agreement which now sees the pharmaceutical industry underwriting growth in the UK branded medicines over 
agreed levels for the next five years from 2014 – 2018, provides a new context to progress a more ambitious set of proposals for 
VBA. This includes explicit opportunities for NICE to adopt a more “pro-innovation” perspective in its decision making processes for 
technology appraisals of new medicines; rebalancing its approach to dealing with reasonable uncertainty in the evidence base for 
new medicines so that NHS patients do not lose out; and providing further discretion to Appraisal Committees to approve medicines 
for use beyond any fixed upper threshold limit when this might be deemed appropriate. We have included proposals covering these 
areas in this consultation response. 
 
For 2015 / 16 and beyond 
The new PPRS agreement provides opportunities for change in the UK, which could mean many more NHS patients will benefit from 
the new innovative medicines that are being developed by the pharmaceutical industry. The agreement provides an opportunity for 
the NHS to become recognised as a global leader amongst comparable countries in making new innovative medicines rapidly and 
consistently available to NHS patients. 
 
These measures will need to be factored into NICE’s decision framework for VBA when they are put in place. 
Since the PPRS agreement was finalised after the Department of Health had issued to NICE its terms of reference for VBA, they do 
not take into account the implications of the PPRS agreement. ABPI believes the implications of the pharmaceutical industry 
underwriting the UK branded medicines bill means that NICE will be able to further modify its existing decision making criteria in 
relation to decisions covering the period of the new PPRS Agreement and enabling it to take a more pro-innovation stance which 
should allow more new medicines to be approved than has been the case in the past. 
 
This has implications for the cost effectiveness approach that is used by NICE and the thresholds that it applies for approving 
branded medicines for routine use on the NHS as described further in this response. 
 
The decisions about medicines that NICE makes will no longer need to be made wholly in the context of considerations of 
“opportunity cost” or health gain foregone for the duration of the agreement because the incremental spend on medicines will be 
almost wholly paid for by the pharmaceutical industry. ABPI would like to see NICE given a new mandate from Government to 
require it to approve more new innovative medicines in the context of the PPRS agreement to maximise benefits for patients and 
commissioners. In due course, ABPI would like to discuss with NICE proposals for how its approach to medicines evaluation could 
also change so that more new medicines can be approved under a scenario where the opportunity offered by the PPRS is fully 
realised for the benefit of patients and the NHS. These discussions can appropriately be progressed at the NICE/ABPI Industry 
Council. 

Association of the Main = Case for Change 
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British 
Pharmaceutical 
Industry (ABPI) 

General -- 
Other = 

NICE needs to create a technology appraisal system, which includes VBA, that is fit-for-purpose and responsive to the new 
medicines that are being developed by the pharmaceutical industry. The shape of the industry pipeline is changing dramatically and 
VBA needs to be able to appropriately and comprehensively value the new medicines that are being produced as a result of the 
changing pharmaceutical R&D model and the wide array of different types of new treatments which are already starting to become 
available as a result of it: 
 
• Immuno therapies, including immuno-oncological medicines with the potential to provide substantial increases in long-term 
survival 
• Regenerative medicines, including cell therapy, gene therapy and tissue engineering 
• Molecular profiling through the use of companion diagnostics to allow treatments to be tailored to patients with a particular 
genetic type of a disease 
• Stratified medicines - already an established reality in oncology and soon for other disease areas 
• More treatments used in combination which target multiple molecular pathways in a disease area 
• New medicines for long term conditions such as dementia and Alzheimer’s disease. 
 
Increasingly, the new innovative medicines being developed by the industry are intended to treat smaller numbers of patients for 
rare diseases or indeed common diseases which are now often seen as a collection of rare diseases. 60% of over 5,600 active 
products in the global industry research pipeline are specialty medicines with oncology having the greatest number of medicines in 
the pipeline (IMS R&D Lifecycle database). 
 
The common feature is that medicines are being targeted at smaller numbers of patients which generate a different value 
proposition in terms of addressing levels of patient unmet need and potential patient benefits. The evidence base for these 
medicines is changing which means that a different HTA approach to appraisal will be required. However, this shift towards the 
development of specialised medicines is not reflected in the decisions made by NICE. Between 2000 and 2014 NICE were more likely 
to reject orphan medicines (38%) as compared to non-orphan medicines (16%) (Office of Health Economics (OHE) analysis). 
 
In addition, the current appraisal system does not seem able to accommodate innovative cancer medicines. After the introduction 
of the Cancer Drug Fund (CDF) in 2010 the rate of cancer medicines not recommended by NICE more than doubled (from 24% to 
58%).The rate of medicines recommended remained the same (26% and 24%) (OHE analysis of NICE Technology Appraisals and EMA 
data on orphan designation). Surprisingly, the EoL criteria, which were introduced in 2009, are also associated with a decreasing 
number of cancer medicines recommended by NICE. The rate of cancer medicines recommended fell nearly by half (from 48% to 
26%) (OHE analysis of NICE Technology Appraisals). 
 
As the perspective of the EU and UK regulatory authorities broadens to permit new medicines to be made available to patients 
earlier (via such approaches as adaptive licensing and early access schemes) and with a consequent more limited evidence base, the 
perspective of HTA bodies, such as NICE, must also evolve to be commensurate with this evolution. This has important implications 
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for VBA which must be responsive to this change in emphasis (for example being able to deal with changes in treatment paradigms 
or comparators within the development time frame). 
 
The current technology appraisal system as applied to today’s medicine is not considered fit for purpose by the pharmaceutical 
industry and the case for more ambitious change to be put in place considered through VBA is strong. 
A more ambitious approach to VBA will also better support the broader Government and NHS objectives in the Strategy for UK Life 
Sciences and “Innovation, Health and Wealth” (2012) to support patient access to innovative medicines. VBA is an opportunity to 
support the stated goals of improved adoption and diffusion of innovation in the NHS, and ensure that NHS patients are amongst 
the first in the world to benefit from advances in medicine .There is an opportunity to achieve more for patients but more radical 
reform of the NICE methods and processes are needed than is proposed in this consultation if greater patient benefits are to be 
realised. 
 
Principles for VBA Decision Making Framework 
ABPI strongly recommends the development and setting out of an explicit decision making framework which identifies the 
additional factors that should be taken into account by Appraisal Committees. ABPI furthermore recommends that the application 
of VBA should not be in the ‘discretion’ of Appraisal Committees, but needs to be mandatory. We believe that the following 
principles should be adopted to govern how VBA factors are considered: 
 
1. There should be no fixed upper limit. A maximum QALY weighting of 2.5 is arbitrary and is not evidence-based. Flexibility should 
be available to Committees to apply further discretion and approve medicines above any fixed upper limit where appropriate. 
2. Each of the factors should be considered individually. Substantial weighting should be applicable to each individual factor 
(including burden of illness and wider societal impact). Specific evidence should be produced for consideration by Appraisal 
Committees which includes both quantitative evidence, where this is available, and qualitative descriptive evidence where 
appropriate 
3. An explicit decision making framework (such as a form of multi-criteria decision analysis -MCDA) should be developed to ensure 
consistency of approach across different Committees and greater predictability 
a. This should clearly list and define the factors to be considered and outline how the range of possible ratings should be taken into 
account in decision making. The framework should though permit flexibility in decision making to take account of the individual 
circumstances of specific medicines 
b. Appraisal documentation should include a clear and transparent description of how each factor was considered in Committee 
discussions and how the consideration of each individual factor contributed to the overall decision 
4. A further consultation should be undertaken once there is more detail of the VBA process. Once the VBA arrangement is in place 
there should be a review of the VBA arrangements once 

Association of the 
British 
Pharmaceutical 

Main = 
General -- 
Other = 

Rare Diseases and Orphan Medicines 
The UK lags behind the rest of Europe in making orphan medicines available to those patients that suffer from rare diseases. A 
majority of the orphan medicines which are appraised using current conventional HTA methods and current cost/QALY thresholds of 



Responses to TA Methods Addendum Public Consultation         245 of 318 

Name & Org Sections Comments 
Industry (ABPI) £20,000 to £30,000 are rejected. The new NICE value assessment process provides a unique opportunity to address this situation 

and to ensure that NHS patients with rarer diseases are in the future able to benefit from the latest orphan medicines going 
forwards. 
 
An additional factor that should be added into the decision making framework for VBA relates to the issues which are currently 
faced by medicines targeting small patient populations. Increasingly, the new innovative medicines being developed by the industry 
are intended to treat small numbers of patients. With personalised medicines, the segmentation of diseases and indications is even 
more extreme. Disease rarity makes it difficult to supply a treatment at low enough prices to meet NICE’s cost-effectiveness 
threshold. Therefore, ABPI proposes that an explicit approach is developed to measure this component. The rating for ‘rarity’ could 
be measured continuously by the inverse of prevalence per million population or by a more pragmatic approach grouping 
prevalence into categories. 
 
Medicines for rare to very rare diseases sit on a continuum and if medicines for rare diseases are to be included within the scope of 
the new NICE VBA process then an additional and substantial weighting should be available to reflect rarity. This will need to have 
the effect of permitting approvals significantly above the proposed £50,000 threshold level in appropriate circumstances, reflecting 
the size of the patient population being treated. At the extremes, medicines for very rare diseases are at present considered by the 
Highly Specialised Treatments (HST) Programme which rightly recognises that the application of any specific cost effectiveness 
threshold is inappropriate. 

Ferring 
Pharmaceuticals 
Ltd. 

Main = 
General -- 
Other = 

Thank you for the opportunity to respond to this consultation. Ferring applauds NICE’s initiative to address some of the issues that 
have been identified in the current HTA process. 

Takeda UK Ltd Main = 
General -- 
Other = 

Context 
 
Thank you for the opportunity to respond to this consultation on proposed changes to the NICE Methods Guide. We note that the 
changes which have been proposed are intended to reflect the terms of reference for value based assessment (VBA) which were 
issued by the Department of Health to NICE in July 2013 during the negotiation phase of the Pharmaceutical Price Regulation 
Scheme (PPRS ) for the period 2014 – 2018. 
 
For 2014 / 15 and beyond 
 
The new PPRS agreement which now sees the pharmaceutical industry underwriting growth in the UK branded medicines over 
agreed levels for the next five years from 2014 – 2018, provides a new context to progress a more ambitious set of proposals for 
VBA. This includes explicit opportunities for NICE to adopt a more “pro-innovation” perspective in its decision making processes for 
technology appraisals of new medicines; rebalancing its approach to dealing with reasonable uncertainty in the evidence base for 
new medicines so that NHS patients do not lose out; and providing further discretion to Appraisal Committees to approve medicines 
for use beyond any fixed upper threshold limit when this might be deemed appropriate. We have included proposals covering these 
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areas in this consultation response. 
 
For 2015 / 16 and beyond 
 
The new PPRS agreement provides opportunities for change in the UK, which could mean many more NHS patients will benefit from 
the new innovative medicines that are being developed by the pharmaceutical industry. The agreement provides an opportunity for 
the NHS to become recognised as a global leader amongst comparable countries in making new innovative medicines rapidly and 
consistently available to NHS patients.  
 
These measures will need to be factored into NICE’s decision framework for VBA when they are put in place. 
 
Since the PPRS agreement was finalised after the Department of Health had issued to NICE its terms of reference for VBA, they do 
not take into account the implications of the PPRS agreement. TAKEDA UK believes the implications of the pharmaceutical industry 
underwriting the UK branded medicines bill means that NICE will be able to further modify its existing decision making criteria in 
relation to decisions covering the period of the new PPRS Agreement and enabling it to take a more pro-innovation stance which 
should allow more new medicines to be approved than has been the case in the past. 
 
This has implications for the cost effectiveness approach that is used by NICE and the thresholds that it applies for approving 
branded medicines for routine use on the NHS as described further in this response.  
 
The decisions about medicines that NICE makes will no longer need to be made wholly in the context of considerations of 
“opportunity cost” or health gain foregone for the duration of the agreement because the incremental spend on medicines will be 
almost wholly paid for by the pharmaceutical industry. TAKEDA UK would like to see NICE given a new mandate from Government 
to require it to approve more new innovative medicines in the context of the PPRS agreement to maximise benefits for patients and 
commissioners. 

Takeda UK Ltd Main = 
General -- 
Other = 

Case for Change 
 
NICE needs to create a technology appraisal system, which includes VBA, that is fit-for-purpose and responsive to the new 
medicines that are being developed by the pharmaceutical industry. The shape of the industry pipeline is changing dramatically and 
VBA needs to be able to appropriately and comprehensively value the new medicines that are being produced as a result of the 
changing pharmaceutical R&D model and the wide array of different types of new treatments which are already starting to become 
available as a result of it: 
 
• Immuno therapies, including immuno-oncological medicines with the potential to provide substantial increases in long-term 
survival 
• Regenerative medicines, including cell therapy, gene therapy and tissue engineering 
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• Molecular profiling through the use of companion diagnostics to allow treatments to be tailored to patients with a particular 
genetic type of a disease 
• Stratified medicines - already an established reality in oncology and soon for other disease areas 
• More treatments used in combination which target multiple molecular pathways in a disease area 
• New medicines for long term conditions such as dementia and Alzheimer’s disease. 
 
Increasingly, the new innovative medicines being developed by the industry are intended to treat smaller numbers of patients for 
rare diseases or indeed common diseases which are now often seen as a collection of rare diseases. 60% of over 5,600 active 
products in the global industry research pipeline are specialty medicines with oncology having the greatest number of medicines in 
the pipeline (IMS R&D Lifecycle database). 
 
The common feature is that medicines are being targeted at smaller numbers of patients which generate a different value 
proposition in terms of addressing levels of patient unmet need and potential patient benefits. The evidence base for these 
medicines is changing which means that a different HTA approach to appraisal will be required. However, this shift towards the 
development of specialised medicines is not reflected in the decisions made by NICE. Between 2000 and 2014 NICE were more likely 
to reject orphan medicines (38%) as compared to non-orphan medicines (16%) (Office of Health Economics (OHE) analysis). 
 
In addition, the current appraisal system does not seem able to accommodate innovative cancer medicines. After the introduction 
of the Cancer Drug Fund (CDF) in 2010 the rate of cancer medicines not recommended by NICE more than doubled (from 24% to 
58%).The rate of medicines recommended remained the same (26% and 24%) (OHE analysis of NICE Technology Appraisals and EMA 
data on orphan designation). Surprisingly, the EoL criteria, which were introduced in 2009, are also associated with a decreasing 
number of cancer medicines recommended by NICE. The rate of cancer medicines recommended fell nearly by half (from 48% to 
26%) (OHE analysis of NICE Technology Appraisals).  
 
As the perspective of the EU and UK regulatory authorities broadens to permit new medicines to be made available to patients 
earlier (via such approaches as adaptive licensing and early access schemes) and with a consequent more limited evidence base, the 
perspective of HTA bodies, such as NICE, must also evolve to be commensurate with this evolution. This has important implications 
for VBA which must be responsive to this change in emphasis (for example being able to deal with changes in treatment paradigms 
or comparators within the development time frame). 
 
The current technology appraisal system as applied to today’s medicine is not considered fit for purpose by the pharmaceutical 
industry and the case for more ambitious change to be put in place considered through VBA is strong.  
A more ambitious approach to VBA will also better support the broader Government and NHS objectives in the Strategy for UK Life 
Sciences and “Innovation, Health and Wealth” (2012) to support patient access to innovative medicines. VBA is an opportunity to 
support the stated goals of improved adoption and diffusion of innovation in the NHS, and ensure that NHS patients are amongst 
the first in the world to benefit from advances in medicine .There is an opportunity to achieve more for patients but more radical 
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reform of the NICE methods and processes are needed than is proposed in this consultation if greater patient benefits are to be 
realised. 

Takeda UK Ltd Main = 
General -- 
Other = 

Principles for VBA Decision Making Framework 
 
TAKEDA UK strongly recommends the development and setting out of an explicit decision making framework which identifies the 
additional factors that should be taken into account by Appraisal Committees. TAKEDA UK furthermore recommends that the 
application of VBA should not be in the ‘discretion’ of Appraisal Committees, but needs to be mandatory. We believe that the 
following principles should be adopted to govern how VBA factors are considered: 
 
1. There should be no fixed upper limit. A maximum QALY weighting of 2.5 is arbitrary and is not evidence-based. Flexibility should 
be available to Committees to apply further discretion and approve medicines above any fixed upper limit where appropriate.  
 
2. Each of the factors should be considered individually. Substantial weighting should be applicable to each individual factor 
(including burden of illness and wider societal impact). Specific evidence should be produced for consideration by Appraisal 
Committees which includes both quantitative evidence, where this is available, and qualitative descriptive evidence where 
appropriate 
 
3. An explicit decision making framework (including a form of multi-criteria decision analysis -MCDA) should be developed to ensure 
consistency of approach across different Committees and greater predictability 
 
a. This should clearly list and define the factors to be considered and outline how the range of possible ratings should be taken into 
account in decision making. The framework should though permit flexibility in decision making to take account of the individual 
circumstances of specific medicines 
 
b. Appraisal documentation should include a clear and transparent description of how each factor was considered in Committee 
discussions and how the consideration of each individual factor contributed to the overall decision 
 
4. A further consultation should be undertaken once there is more detail of the VBA process. Once the VBA arrangement is in place 
there should be a review of the VBA arrangements once they have been applied in an agreed number of technology appraisals or 
after a defined period of time. 

Takeda UK Ltd Main = 
General -- 
Other = 

Rare Diseases and Orphan Medicines 
 
The UK lags behind the rest of Europe in making orphan medicines available to those patients that suffer from rare diseases. A 
majority of the orphan medicines which are appraised using current conventional HTA methods and current cost/QALY thresholds of 
£20,000 to £30,000 are rejected. The new NICE value assessment process provides a unique opportunity to address this situation 
and to ensure that NHS patients with rarer diseases are in the future able to benefit from the latest orphan medicines going 
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forwards. 
 
An additional factor that should be added into the decision making framework for VBA relates to the issues which are currently 
faced by medicines targeting small patient populations. Increasingly, the new innovative medicines being developed by the industry 
are intended to treat small numbers of patients. With personalised medicines, the segmentation of diseases and indications is even 
more extreme. Disease rarity makes it difficult to supply a treatment at low enough prices to meet NICE’s cost-effectiveness 
threshold. Therefore, TAKEDA UK proposes that an explicit approach is developed to measure this component. The rating for ‘rarity’ 
could be measured continuously by the inverse of prevalence per million population or by a more pragmatic approach grouping 
prevalence into categories. 
 
Medicines for rare to very rare diseases sit on a continuum and if medicines for rare diseases are to be included within the scope of 
the new NICE VBA process then an additional and substantial weighting should be available to reflect rarity. This will need to have 
the effect of permitting approvals significantly above the proposed £50,000 threshold level in appropriate circumstances, reflecting 
the size of the patient population being treated. At the extremes, medicines for very rare diseases are at present considered by the 
Highly Specialised Treatments (HST) Programme which rightly recognises that the application of any specific cost effectiveness 
threshold is inappropriate. 

Office of Health 
Economics 

Main = 
General -- 
Other = 

The consultation suggests that VBA is intended to apply only for NICE’s TA programme and it is unclear how this will affect its other 
work streams, including clinical guidelines, public health and social care.  
 
NICE has recently issued a draft joint methods guide manual 
(http://www.nice.org.uk/media/095/FE/Developing_NICE_guidelines_manual_draft_for_consultation.pdf), which outlines the 
processes and methods used to develop and update NICE guidelines. As the document makes no mention of VBA, there is likely to 
be inconsistency in how decisions are made across the various work streams, particularly as TA recommendations must be 
incorporated into clinical guidelines. 

ThromboGenics 
N.V. 

Main = 
General -- 
Other = 

Terms of reference 
 
• The proposed VBA approach is based on perceived public values and, in particular, how we think about diseases or conditions. As 
such, it feels similar to the process of “disease modifiers” which has been in use by the SMC for many years and which has been 
shown to be inconsistent and arbitrarily applied.  
 
• This approach, as shown with the problems associated with the SMC model, fails to provide a new, transparent framework for 
how we capture and recognise the value of individual treatments in a particular group or sub-group of patients in a particular 
setting.  
 
• Due to the likelihood of fewer medicines being approved by NICE, we do not believe that this approach will help improve or 
facilitate timely access to innovative medicines for those patients who need them. 
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ThromboGenics 
N.V. 

Main = 
General -- 
Other = 

Application outside of the Technology Appraisal Programme 
 
• While we appreciate that this consultation is bounded by the terms of reference that the Department of Health has set, we are 
disappointed and concerned to note that the system of VBA is limited, at present, to amendments to the existing NICE Guide to the 
Methods of Technology Appraisal. This immediately limits the application of a VBA approach only to those medicines appraised as 
part of the existing NICE Technology Appraisal process. This could have important consequences for orphan medicines and 
medicines for rare diseases falling under the Highly Specialised Treatment Programme, as different measurement and costing 
criteria(s) will be applied.  
 
• We note that the VBA approach, once finalised, may be incorporated into the methods for other categories of guidance at NICE’s 
discretion. We believe there should be greater clarity and certainty as to where VBA will apply and not apply, and that such an 
important matter should not be left to NICE’s discretion. 

ThromboGenics 
N.V. 

Main = 
General -- 
Other = 

Reliance on the QALY as a total measure of health outcomes  
 
• By design, the new VBA approach can only reflect the value of a new medicine insofar as the treatment benefits of that medicine 
are capable of being incorporated into an absolute or proportionate QALY calculation.  
 
• Whilst we welcome the inclusion of measures to reflect the BOI and the WSI of a condition in principle, we are concerned that the 
approach being suggested only serves to reinforce NICE’s reliance on the QALY as a measure of health outcomes. There is a 
significant body of literature and opinion suggesting that cancer medicines, and other medicines for some of the rarer conditions, 
are poorly-served by existing NICE technology appraisal methods, and by the QALY in particular . We are concerned, therefore, that 
using the QALY (absolute and proportionate criteria) as measures or proxy measures for these two modifiers could result in fewer 
medicines for these rare and specialist conditions being approved by NICE, rather than more. 

Napp 
Pharmaceuticals 
Limited 

Main = 
General -- 
Other = 

Napp Pharmaceuticals Limited is a member company of the ABPI and has contributed to the ABPI response to this consultation. 

Napp 
Pharmaceuticals 
Limited 

Main = 
General -- 
Other = 

The principles of any form of updated appraisal system need to be sufficiently suitable that they can be applied to small groups of 
patients. Genetic testing, stratified medicines and molecular profiling are leading to ever smaller groups of patients who may be 
suitable for treatment with new innovative medicines. This brings with it the challenge of smaller numbers of patients in clinical 
trials and hence less robustness in the data which may in turn lead to potentially greater uncertainty in the ICER. 

Napp 
Pharmaceuticals 
Limited 

Main = 
General -- 
Other = 

NICE may like to take in to consideration the 2014 PPRS agreement and how this might impact on the notion of an upper limit of 
acceptability of an ICER, particularly in the case of rare disease or where potential patient numbers are low. 

Napp 
Pharmaceuticals 

Main = 
General -- 

When considering BOI and WSB how will NICE integrate benefits which will extend into Social Care and the potential impact that 
improved health may have upon the provision of such services for patients and carers? 
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Limited Other = 
Napp 
Pharmaceuticals 
Limited 

Main = 
General -- 
Other = 

Any changes to the methodology for appraising new technologies may lead to improved access to new innovative medicines. 
However access can only be achieved consistently across NHS England if NICE guidance is adopted efficiently in a timely manner by 
all CCGs and NHS Trusts. What steps will NICE take to include a strengthened mandate within its guidance to ensure approved 
medicines are available in a more consistent way across NHS England? 

Sanofi Pasteur MSD Main = 
General -- 
Other = 

We wish to contextualise our response to this consultation. As a supplier of vaccines, the products offered by Sanofi Pasteur MSD 
are assessed by the JCVI and not by NICE. Whilst the procurement of vaccines remains outside VBA, the economic evaluation of 
vaccines by the JCVI follows the NICE Guide to the Methods of Technology Appraisal and will therefore incorporate the VBA 
framework. 

Sanofi Pasteur MSD Main = 
General -- 
Other = 

The current proposed changes to the NICE Guide to the Methods of Technology Appraisal fail to recognise the fundamental 
differences between preventative and curative interventions. This is of concern given NICE's broader remit regarding public health, 
for example in the reduction of smoking and obesity. In the context of vaccination, this lack of distinction results in a framework 
which does not account for indirect benefits such as herd immunity, nor does it consider the importance of disease epidemiology, 
serotype replacement or antibiotic resistance. 

Sanofi Pasteur MSD Main = 
General -- 
Other = 1, 2 

A number of diseases may also impact the quality of life of caregivers, and by the proposed methodology this will not be taken into 
account in the calculation of burden of illness and wider societal impact. However, caregiver burden is currently considered a "non-
reference case" situation, and we believe that further guidance is required regarding how such situations will be handled after the 
introduction of VBA. 

Japan 
Pharmaceutical 
Manufacturers 
Association 

Main = 
General -- 
Other = 

The JPMA is aware that there are issues that cannot be solved with a thresholds approach based purely on QALY, and that is 
important to carry out assessment involving a wider range of values that address the special characteristics of diseases. However, 
we are opposed to an approach that applies fixed thresholds for all diseases in the assessment of the value of each medicine. While 
we believe that this new approach that adds assessment values such as Burden of Illness and Wider Societal Impact with a wider 
scope is a steady move in the right direction, we hope that there will be further refinement of the evaluation methodology in order 
to promote access to new medicines to patients. 

Japan 
Pharmaceutical 
Manufacturers 
Association 

Main = 
General -- 
Other = 

Further measures to prevent any arbitrary judgment of the value elements by assessors should be incorporated into the evaluation 
process. 

Lilly UK Main = 
General -- 
Other = 

Context  
 
Lilly UK welcomes the opportunity to participate in this consultation by NICE on the Methods of Technology Appraisal and 
introduction of value based assessment. We urge NICE to ensure that its outcomes support the broader government policy 
objectives laid out in the Strategy for UK Life Sciences and “Innovation, Health and Wealth” (2012) of supporting patient access to 
innovative medicines. 
Lilly supports the responses made by the Association of the British Pharmaceutical Industry (ABPI) and American Pharmaceutical 
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Group (APG), which have been prepared in consultation with Lilly. 
 
Summary  
The proposed changes outlined in the consultation document have the potential to enhance patient access to medicines. However, 
a number of critical areas must be revised to achieve this and to stop any inappropriate restriction in access to medicines. The move 
to measuring burden of illness (BoI) by proportionate QALY shortfall provides scope to increase access to medicines for the most 
severe conditions, but it is not clear whether the system or its implementation is robust enough to replace the essential work done 
by the EoL criteria. EoL must therefore be retained to ensure that its removal is not to the detriment of patients who are suffering 
from the most severe conditions and at the end of their lives. WSI in its suggested format does not appropriately reflect the impact 
that a medicine may have on the lives of the patient’s family or their carers, as well as the broader associated costs and benefits of a 
treatment. Additional information from manufacturers on the WSI of a new medicine should therefore be permissible, and its 
assessment by the appraisal committee must be a key part of the appraisal process.  
Lilly does not agree that a threshold modifier of 2.5 is an appropriate maximum to incorporate all the outlined weights. The 
importance of the new BoI and WSI considerations are individually significant enough to warrant achieving the proposed upper 
threshold of £50,000. Rather than the use of a rigid fixed upper limit on the threshold, a more practical and reasonable approach 
would be to allow committees discretion to go beyond this limit where they consider it appropriate. 

Lilly UK Main = 
General -- 
Other = 

Innovation 
We welcome and support calls from the ABPI to work with NICE to develop methods that allow a mechanism for innovative 
medicines to be rewarded through the health technology appraisal process. To assist in decision-making it would help committees 
to have aspects of innovation expressed in a form that was quantifiable for example through a categorical classification system 
(such as, important, moderate and modest). 
We echo the ABPI recommendation of using a panel of patients, clinicians and R&D specialists to identify the innovative character of 
a medicine and to advise Appraisal Committees respectively. It is essential that there is a mechanism to reward first-in-class 
interventions and stimulate continued innovation. NICE must bear in mind the inherent difficulties of proving the cost effectiveness 
of new, innovative medicines when they are compared against cheaper generic off patent medicines. 

Lilly UK Main = 
General -- 
Other = 

Wider Societal Impact 
Further to the proposals outlined in question 2, we would like to highlight that products that have a wider impact on society by 
reducing costs to other government departments could potentially be accessed through a specific fund which is designed to 
increase their access. This would help recognises that the NHS’s object is to improve health, and so may not be able to allocate 
substantive funding to medicines that achieve other objectives (ie reduced cost to the criminal justice system) .This fund could be 
financed cross-departmentally to recognise the wider contribution such technologies make to achieving broader government 
objectives. In the same way as the Cancer Drugs Fund has been critical to the increase in access for patients to cancer medicines and 
achieving the government aim of improving cancer-related health outcomes, this fund could be earmarked to help the government 
aims more broadly. 

Celgene Ltd Main = Celgene agree with the general points outlined in ABPI response, but would also like to elaborate on and highlight certain specific 
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General -- 
Other = 

points further. Our commentary from these perspectives is laid out under the two comment sections below. 

Celgene Ltd Main = 
General -- 
Other = 

We echo the ABPI arguments around ‘Case for Change’, in particular for the following reasons: 
- There has been perennial debate about whether equal health gains experienced by different patient populations should be valued 
equally, and we take the position that ‘a QALY definitely does not equal a QALY’. We therefore strongly support one fundamental 
premise of VBA, ie; that weighted QALYs are appropriate. 
- As described by ABPI, the mix of new medicines being developed is changing. In the future there will be more medicines for 
specific and smaller patient populations. This innovation at the R&D stage inevitably means higher prices simply due to the need to 
recoup that investment from a smaller market. Accordingly, higher cost-effectiveness thresholds (which nevertheless still reflect the 
specific value profile of these more targeted medicines) are warranted. EU regulatory policies have evolved to reflect the 
characteristics of orphan medicines, and HTA bodies should respond similarly to avoid mis-alignment between these two systems. 
- As also outlined by the ABPI, the PPRS deal provides a completely new context within HTA by which NICE is operating. A capped 
national medicines bill should prompt a re-examination of the concept of opportunity cost, and thus a potential overhaul of NICE’s 
decision criteria (ie; thresholds). 
- Somehow, beneficial new medicines should be made more accessible to patients that need them. NICE’s track-record of rejections 
(or restrictions) for many medicines – especially for cancers and rarer conditions – has not served patient access well, and 
consequently other policy solutions (such as the CDF, and different appraisal frameworks for orphan medicines) have been required. 

Celgene Ltd Main = 
General -- 
Other = 

Consequently, we support the principles of a broader and more flexible value-assessment system that underpin VBA. We support 
the ‘Principles for VBA Decision Making Framework’ items listed by ABPI, and would like to further highlight the following points: 
- The need to develop a pragmatic ‘MCDA’ type system which it fit-for-purpose for NICE. 
- This system should include an agreed and documented list of the relevant factors for value assessment. These factors must be 
defined (or at least clearly characterised), and a way of measuring or rating each is required. 
- There must be some agreed and documented consensus on the relative importance of each factor, even if this is not in 
quantitative terms. There should also be agreement on a logical way of incorporating the consideration of each factor when making 
decisions (eg; QALY-weighting would be inappropriate for some factors less closely linked to health gains). 
- The system must become embedded in Appraisal Committee working, and a VBA review period would be useful to assess whether 
the system is working well, and providing the desired levels of consistency, predictability and transparency. 

Celgene Ltd Main = 
General -- 
Other = 

With regard to the more detailed operational aspects of the proposed new system, Celgene would like to emphasise the following 
aspects: 
- The approach to weightings for BoI (proportional QALY shortfall) to account for the acutely life-threatening nature of certain 
conditions is critical. This supports the NHS Outcomes Framework Indicator 1 “Preventing premature mortality”, and is also in line 
with the fundamental ‘rule-of-rescue’ premise. It will also often support the APPG for Cancer policy objectives around improving 
survival rates. Consequently, we feel that weightings for BoI should be substantial – at least equivalent to current weightings for 
‘EoL’ medicines – and that it should be possible for medicines in these conditions to achieve the maximum uplift/threshold on the 
basis of BoI ratings alone. 
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- As outlined in our response to Q2 above, we agree there should also be provision to apply QALY weightings for other types of 
condition ‘severity’ (eg; chronic diseases) and the proposed weightings for WSI can help achieve this. However, NICE should allow 
for supplementary evidence (eg; demonstrating the potential for direct productivity benefits) to be considered. 
- Finally, we feel that NICE should place more emphasis on other aspects related to value. In particular, there are a ‘bundle’ of inter-
related factors that merit greater and more systematic consideration: 
a. Rarity, ie; medicines for small patient populations. NICE should accept that prices are inevitably higher for orphan drugs due to 
return-on-investment constraints, and provide some sort of bridge between the £/QALY based approach for standard appraisals and 
the MCDA based approach for HST programme. 
B. Uncertainty. NICE should acknowledge that uncertainty is often unavoidable (especially for rarer conditions and orphan drugs) 
and not be risk-averse when making decisions in the face of uncertainty. In particular, regulatory bodies are increasingly accepting a 
wider range of efficacy endpoints and conducting their appraisals at earlier stages of drug development. NICE will need to respond 
to these changes by adopting a flexible and pragmatic approach to evidence, and avoid the risk of becoming the ‘bottleneck’ in 
patients’ access to innovative treatments for rarer conditions with high unmet need. 
C. ‘Innovation’. This is an ill-defined heading and open to confusion. However, it is also an opportunity to deal with the issues 
flagged above (ie; developing orphan drugs, and the particular set of additional values they can represent) and also certain other 
scenarios such as unmet need (defined as no available therapy which is…often, but not always, the case for orphans), and meeting 
non-health objectives (eg; more convenient therapies that have benefits outside the £/QALY). 

Siemens plc 
Healthcare Sector 

Main = 
General -- 
Other = 

Siemens would welcome continued dialogue with NICE in order to benefit mutual understanding on this topic 

Lay Member - 
Committee C 

Main = 
General -- 
Other = 

As a member of a TA committee, I can just about understand the consultation document and supporting documentation. What I 
don’t see is how the general public could be in a position to contribute to the discussion: that means that any decisions taken under 
the proposed system could be the subject of even wilder accusations of bias than occur already. 

Lay Member - 
Committee D 

Main = 
General -- 
Other = 

NICE is to be applauded in trying to discuss these difficult issues transparently, and for inviting comments from experts and the 
public. However, I feel that the document fails to substantiate the proposals with much in the way of evidence, or with normative 
reasoning backing up why what is proposed is the right thing to do. My recently completed Ph.D. thesis delved into these difficult 
areas, and if it was thought I could contribute to reshaping this document, I would be pleased to try to do so. 

Lay Member - 
Committee D 

Main = 
General -- 
Other = 

In these comments, I recognise I am quite critical of the two new “social value judgements” being proposed. I want to be as 
constructive as possible, and so feel I should make some alternative suggestions. I sketch out below some possible ways forward, 
and I would be pleased to elaborate or discuss these further: 
 
1. Allow committees to give a little (albeit unspecified) weight where the burden of illness is especially high. This could be one of the 
factors that allows an ICER to be between £20,000 and £30,000. 
 
2. Define wider societal impact to be the knock-on effects of not treating the disease on other people. For example, this would 
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include the effect on carers, and on the potential spread of the virus to other people if a disease is left untreated. It would also 
include a full reckoning on the individual’s health (so for example preventing mental health would gain QALYs because of the knock-
on benefits to physical health. Rather than using ratios, ICERS could be adjusted to take account of other people’s QALYs (such as 
those of carers) as well as the individual patient. ICERS would specifically exclude wider financial savings to society from the 
proposed treatment/medication e.g. to the tax and benefit system, as this inevitably will lead to outcomes that discriminate against 
certain types of people, including elderly people and people with disabilities. 
 
3. Introduce some normative thinking to underpin the reasoning rather than the somewhat nebulous “social value judgements” 
based on surveys. In particular, I would recommend framing the proposal, and NICE’s methodology in general, in terms of “doing as 
much good as possible, whilst being fair”. QALYs are one (narrow) notion of the good that can be done, but because QALY 
maximisation can be unfair (because maximisation does not necessarily distribute the good fairly), some overall good can be traded 
off for fairness. This thinking is elaborated by John Broome, formerly a professor of economics, and now a professor of moral 
philosophy at Oxford University.[2] Introducing wider societal impact is a means of extending NICE’s current conception of good, 
and giving weight to burden of illness is about being fair – trading off some overall good for the sake of being fair to those who are 
particularly ill. 
 
[2] Broome J. Good, fairness and QALYs. In: Bell JM, Mendus S, editors. Philosophy and Medical Welfare. Cambridge: Cambridge 
Univ Press; 1988. p. 57-73. 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 
General -- 
Other = 

1. We welcome the opportunity to respond to this consultation. We recognize that the consultation does not address the question 
of whether or not health technologies ought to be subject to value based assessment, but focuses on how such assessment ought to 
be conducted. Similarly, the focus of the consultation is primarily on appropriateness of technologies rather than on eligibility for 
treatment. Within these parameters we have a number of points that we wish to make. 

NHS South Kent 
CCG 

Main = 
General -- 
Other = 
Maximum 
£50,000 
per QALY 

The basis for this new maximum threshold is unclear. The proposal appears to be based on historical reasoning, that is, that this is 
the limit for end of life treatments, and the highest cost effectiveness ratio used in the past by NICE. This is not good enough reason 
to keep the maximum, for end of life care, at £50,000, or to broaden the circumstances in which this may be acceptable for other 
guidance. It is widely accepted that the threshold range from £20,000 to £30,000 is not based on evidence. The Commons Health 
Select Committee (2008) noted, “The affordability of NICE guidance and the threshold it uses to decide whether a treatment is cost-
effective is of serious concern. The threshold is not based on empirical research and is not directly related to the NHS budget. It 
seems to be higher than the threshold used by PCTS for treatments not assessed by NICE. Some witnesses, including patient 
organisations and pharmaceutical companies, thought NICE should be more generous in the cost per QALY threshold it uses, and 
should approve more products. On the other hand, some PCTs struggle to implement NICE guidance at the current threshold and 
other witnesses argued that a lower threshold should be used.” The same prioritisation challenges apply to CCGs. We do not 
understand why a new higher maximum has been suggested that is not based on evidence. 
 
It is hard to see how this broadening of the circumstances in which the upper limit is acceptable will not result in many more 
expensive treatments being recommended for implementation in this NHS, this is unaffordable.A Clinical Commissioning Group has 
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a duty to exercise its functions effectively, efficiently and economically, we cannot exceed our budgets. The proposal to broaden the 
circumstances in which an upper limit of £50,000 may be acceptable is alarming in the context of no increased resource allocation. 
CCGs cannot subsume higher treatment costs when there is already a struggle to afford and implement TAs and clinical guideline 
recommendations. Please confirm whether this new threshold will also apply to decisions made in clinical guidelines? We 
understand from work done by Claxton et al (CHE Research paper 81: Methods for the estimation of the NICE cost effectiveness 
threshold) that there is a very high probability that the £20,000 to £30,000 threshold is already too high. Claxton et al have 
suggested that a threshold of £13,000 per QALY gained is more appropriate. Please indicate whether this work has been considered 
when broadening the maximum threshold at £50,000 and why it was not accorded more weight? 

NHS South Kent 
CCG 

Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
burden of 
illness 
p.7 

The ‘reference dataset’ developed by the University of York is described as a starting point for establishing the burden of illness for a 
condition. Quite correctly it is noted this data leads to a very broad level of aggregation by ICD-10 code and that within diseases 
there are different levels of burden. We are not clear how this will be tackled and burden of illness will be established, nor how this 
will be weighted and then consistently applied across decision making in Technology Appraisals 

NHS South Kent 
CCG 

Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
wider 
societal 
impact 
Using the 
QALY 
shortfall to 
measure 
wider 
societal 
impact 
p.9 

Despite the reassurance on p 12 that the appraisal committee will not use any of the protected characteristics for deciding on 
treatments, it is impossible to see how this can be the case when weighting societal benefit. We are concerned that without clear 
direction on how decisions on the weighting of ‘wider societal impact’ are to be made this will be at odds with protected 
characteristics set out in the Equality Act 2010. 
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NHS South Kent 
CCG 

Main = 
General -- 
Other = 
Weighting 
system 

We believe if a weighting system is to be used then it should be explicit to ensure there is consistency and transparency in the 
committee’s decision making, however we are not clear from this document how this can be achieved or decided upon whilst 
ensuring an evidence based approach. 

NHS South Kent 
CCG 

Main = 
General -- 
Other = 
Transparen
cy 

Overall we believe that the changes proposed in the consultation paper will result in less consistency and transparency of the 
decision making in NICE committees and we do not support them. 

NHS Thanet CCG Main = 
General -- 
Other = 
Maximum 
£50,000 
per QALY 

The basis for this new maximum threshold is unclear. The proposal appears to be based on historical reasoning, that is, that this is 
the limit for end of life treatments, and the highest cost effectiveness ratio used in the past by NICE. This is not good enough reason 
to keep the maximum, for end of life care, at £50,000, or to broaden the circumstances in which this may be acceptable for other 
guidance. It is widely accepted that the threshold range from £20,000 to £30,000 is not based on evidence. The Commons Health 
Select Committee (2008) noted, “The affordability of NICE guidance and the threshold it uses to decide whether a treatment is cost-
effective is of serious concern. The threshold is not based on empirical research and is not directly related to the NHS budget. It 
seems to be higher than the threshold used by PCTS for treatments not assessed by NICE. Some witnesses, including patient 
organisations and pharmaceutical companies, thought NICE should be more generous in the cost per QALY threshold it uses, and 
should approve more products. On the other hand, some PCTs struggle to implement NICE guidance at the current threshold and 
other witnesses argued that a lower threshold should be used.” The same prioritisation challenges apply to CCGs. We do not 
understand why a new higher maximum has been suggested that is not based on evidence. 
 
It is hard to see how this broadening of the circumstances in which the upper limit is acceptable will not result in many more 
expensive treatments being recommended for implementation in this NHS, this is unaffordable.A Clinical Commissioning Group has 
a duty to exercise its functions effectively, efficiently and economically, we cannot exceed our budgets. The proposal to broaden the 
circumstances in which an upper limit of £50,000 may be acceptable is alarming in the context of no increased resource allocation. 
CCGs cannot subsume higher treatment costs when there is already a struggle to afford and implement TAs and clinical guideline 
recommendations. Please confirm whether this new threshold will also apply to decisions made in clinical guidelines? We 
understand from work done by Claxton et al (CHE Research paper 81: Methods for the estimation of the NICE cost effectiveness 
threshold) that there is a very high probability that the £20,000 to £30,000 threshold is already too high. Claxton et al have 
suggested that a threshold of £13,000 per QALY gained is more appropriate. Please indicate whether this work has been considered 
when broadening the maximum threshold at £50,000 and why it was not accorded more weight? 

NHS Thanet CCG Main = 
General -- 
Other = 

The ‘reference dataset’ developed by the University of York is described as a starting point for establishing the burden of illness for a 
condition. Quite correctly it is noted this data leads to a very broad level of aggregation by ICD-10 code and that within diseases 
there are different levels of burden. We are not clear how this will be tackled and burden of illness will be established, nor how this 
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Using the 
QALY 
shortfall to 
measure 
burden of 
illness 
p.7 

will be weighted and then consistently applied across decision making in Technology Appraisals 

NHS Thanet CCG Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
wider 
societal 
impact 
p.9 

Despite the reassurance on p 12 that the appraisal committee will not use any of the protected characteristics for deciding on 
treatments, it is impossible to see how this can be the case when weighting societal benefit. We are concerned that without clear 
direction on how decisions on the weighting of ‘wider societal impact’ are to be made this will be at odds with protected 
characteristics set out in the Equality Act 2010. 

NHS Thanet CCG Main = 
General -- 
Other = 
Weighting 
system 

We believe if a weighting system is to be used then it should be explicit to ensure there is consistency and transparency in the 
committee’s decision making, however we are not clear from this document how this can be achieved or decided upon whilst 
ensuring an evidence based approach. 

NHS Thanet CCG Main = 
General -- 
Other = 
Transparen
cy 

Overall we believe that the changes proposed in the consultation paper will result in less consistency and transparency of the 
decision making in NICE committees and we do not support them. 

NHS West Kent 
CCG 

Main = 
General -- 
Other = 
Maximum 
£50,000 
per QALY 

The basis for this new maximum threshold is unclear. The proposal appears to be based on historical reasoning, that is, that this is 
the limit for end of life treatments, and the highest cost effectiveness ratio used in the past by NICE. This is not good enough reason 
to keep the maximum, for end of life care, at £50,000, or to broaden the circumstances in which this may be acceptable for other 
guidance. It is widely accepted that the threshold range from £20,000 to £30,000 is not based on evidence. The Commons Health 
Select Committee (2008) noted, “The affordability of NICE guidance and the threshold it uses to decide whether a treatment is cost-
effective is of serious concern. The threshold is not based on empirical research and is not directly related to the NHS budget. It 
seems to be higher than the threshold used by PCTS for treatments not assessed by NICE. Some witnesses, including patient 
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organisations and pharmaceutical companies, thought NICE should be more generous in the cost per QALY threshold it uses, and 
should approve more products. On the other hand, some PCTs struggle to implement NICE guidance at the current threshold and 
other witnesses argued that a lower threshold should be used.” The same prioritisation challenges apply to CCGs. We do not 
understand why a new higher maximum has been suggested that is not based on evidence. 
 
It is hard to see how this broadening of the circumstances in which the upper limit is acceptable will not result in many more 
expensive treatments being recommended for implementation in this NHS, this is unaffordable.A Clinical Commissioning Group has 
a duty to exercise its functions effectively, efficiently and economically, we cannot exceed our budgets. The proposal to broaden the 
circumstances in which an upper limit of £50,000 may be acceptable is alarming in the context of no increased resource allocation. 
CCGs cannot subsume higher treatment costs when there is already a struggle to afford and implement TAs and clinical guideline 
recommendations. Please confirm whether this new threshold will also apply to decisions made in clinical guidelines? We 
understand from work done by Claxton et al (CHE Research paper 81: Methods for the estimation of the NICE cost effectiveness 
threshold) that there is a very high probability that the £20,000 to £30,000 threshold is already too high. Claxton et al have 
suggested that a threshold of £13,000 per QALY gained is more appropriate. Please indicate whether this work has been considered 
when broadening the maximum threshold at £50,000 and why it was not accorded more weight? 

NHS West Kent 
CCG 

Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
burden of 
illness 
p.7 

The ‘reference dataset’ developed by the University of York is described as a starting point for establishing the burden of illness for a 
condition. Quite correctly it is noted this data leads to a very broad level of aggregation by ICD-10 code and that within diseases 
there are different levels of burden. We are not clear how this will be tackled and burden of illness will be established, nor how this 
will be weighted and then consistently applied across decision making in Technology Appraisals 

NHS West Kent 
CCG 

Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
wider 
societal 
impact 
p.9 

Despite the reassurance on p 12 that the appraisal committee will not use any of the protected characteristics for deciding on 
treatments, it is impossible to see how this can be the case when weighting societal benefit. We are concerned that without clear 
direction on how decisions on the weighting of ‘wider societal impact’ are to be made this will be at odds with protected 
characteristics set out in the Equality Act 2010. 
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NHS West Kent 
CCG 

Main = 
General -- 
Other = 
Weighting 
system 

We believe if a weighting system is to be used then it should be explicit to ensure there is consistency and transparency in the 
committee’s decision making, however we are not clear from this document how this can be achieved or decided upon whilst 
ensuring an evidence based approach. 

NHS West Kent 
CCG 

Main = 
General -- 
Other = 
Transparen
cy 

Overall we believe that the changes proposed in the consultation paper will result in less consistency and transparency of the 
decision making in NICE committees and we do not support them. 

12 GM CCGs Main = 
General -- 
Other = 

We are concerned that the NHS is not competent to respond to this consultation, due to the very technical elements, which have 
not been explained in a way that experienced clinicians, with a basic health economic training, cannot understand. We feel this is 
not understandable to the majority of NHS employees or the public, so would question the validity of the consultation. 

NHS Swale CCG Main = 
General -- 
Other = 
Maximum 
£50,000 
per QALY 

The basis for this new maximum threshold is unclear. The proposal appears to be based on historical reasoning, that is, that this is 
the limit for end of life treatments, and the highest cost effectiveness ratio used in the past by NICE. This is not good enough reason 
to keep the maximum, for end of life care, at £50,000, or to broaden the circumstances in which this may be acceptable for other 
guidance. It is widely accepted that the threshold range from £20,000 to £30,000 is not based on evidence. The Commons Health 
Select Committee (2008) noted, “The affordability of NICE guidance and the threshold it uses to decide whether a treatment is cost-
effective is of serious concern. The threshold is not based on empirical research and is not directly related to the NHS budget. It 
seems to be higher than the threshold used by PCTS for treatments not assessed by NICE. Some witnesses, including patient 
organisations and pharmaceutical companies, thought NICE should be more generous in the cost per QALY threshold it uses, and 
should approve more products. On the other hand, some PCTs struggle to implement NICE guidance at the current threshold and 
other witnesses argued that a lower threshold should be used.” The same prioritisation challenges apply to CCGs. We do not 
understand why a new higher maximum has been suggested that is not based on evidence. 
 
It is hard to see how this broadening of the circumstances in which the upper limit is acceptable will not result in many more 
expensive treatments being recommended for implementation in this NHS, this is unaffordable.A Clinical Commissioning Group has 
a duty to exercise its functions effectively, efficiently and economically, we cannot exceed our budgets. The proposal to broaden the 
circumstances in which an upper limit of £50,000 may be acceptable is alarming in the context of no increased resource allocation. 
CCGs cannot subsume higher treatment costs when there is already a struggle to afford and implement TAs and clinical guideline 
recommendations. Please confirm whether this new threshold will also apply to decisions made in clinical guidelines? We 
understand from work done by Claxton et al (CHE Research paper 81: Methods for the estimation of the NICE cost effectiveness 
threshold) that there is a very high probability that the £20,000 to £30,000 threshold is already too high. Claxton et al have 
suggested that a threshold of £13,000 per QALY gained is more appropriate. Please indicate whether this work has been considered 
when broadening the maximum threshold at £50,000 and why it was not accorded more weight? 
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NHS Swale CCG Main = 

General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
burden of 
illness 
p.7 

The ‘reference dataset’ developed by the University of York is described as a starting point for establishing the burden of illness for a 
condition. Quite correctly it is noted this data leads to a very broad level of aggregation by ICD-10 code and that within diseases 
there are different levels of burden. We are not clear how this will be tackled and burden of illness will be established, nor how this 
will be weighted and then consistently applied across decision making in Technology Appraisals 

NHS Swale CCG Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
wider 
societal 
impact 
p.9 

Despite the reassurance on p 12 that the appraisal committee will not use any of the protected characteristics for deciding on 
treatments, it is impossible to see how this can be the case when weighting societal benefit. We are concerned that without clear 
direction on how decisions on the weighting of ‘wider societal impact’ are to be made this will be at odds with protected 
characteristics set out in the Equality Act 2010. 

NHS Swale CCG Main = 
General -- 
Other = 
Weighting 
system 

We believe if a weighting system is to be used then it should be explicit to ensure there is consistency and transparency in the 
committee’s decision making, however we are not clear from this document how this can be achieved or decided upon whilst 
ensuring an evidence based approach. 

NHS Swale CCG Main = 
General -- 
Other = 
Transparen
cy 

Overall we believe that the changes proposed in the consultation paper will result in less consistency and transparency of the 
decision making in NICE committees and we do not support them. 

NHS Dartford, 
Gravesham and 
Swanley CCG 

Main = 
General -- 
Other = 
Maximum 

The basis for this new maximum threshold is unclear. The proposal appears to be based on historical reasoning, that is, that this is 
the limit for end of life treatments, and the highest cost effectiveness ratio used in the past by NICE. This is not good enough reason 
to keep the maximum, for end of life care, at £50,000, or to broaden the circumstances in which this may be acceptable for other 
guidance. It is widely accepted that the threshold range from £20,000 to £30,000 is not based on evidence. The Commons Health 
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£50,000 
per QALY 

Select Committee (2008) noted, “The affordability of NICE guidance and the threshold it uses to decide whether a treatment is cost-
effective is of serious concern. The threshold is not based on empirical research and is not directly related to the NHS budget. It 
seems to be higher than the threshold used by PCTS for treatments not assessed by NICE. Some witnesses, including patient 
organisations and pharmaceutical companies, thought NICE should be more generous in the cost per QALY threshold it uses, and 
should approve more products. On the other hand, some PCTs struggle to implement NICE guidance at the current threshold and 
other witnesses argued that a lower threshold should be used.” The same prioritisation challenges apply to CCGs. We do not 
understand why a new higher maximum has been suggested that is not based on evidence. 
 
It is hard to see how this broadening of the circumstances in which the upper limit is acceptable will not result in many more 
expensive treatments being recommended for implementation in this NHS, this is unaffordable.A Clinical Commissioning Group has 
a duty to exercise its functions effectively, efficiently and economically, we cannot exceed our budgets. The proposal to broaden the 
circumstances in which an upper limit of £50,000 may be acceptable is alarming in the context of no increased resource allocation. 
CCGs cannot subsume higher treatment costs when there is already a struggle to afford and implement TAs and clinical guideline 
recommendations. Please confirm whether this new threshold will also apply to decisions made in clinical guidelines? We 
understand from work done by Claxton et al (CHE Research paper 81: Methods for the estimation of the NICE cost effectiveness 
threshold) that there is a very high probability that the £20,000 to £30,000 threshold is already too high. Claxton et al have 
suggested that a threshold of £13,000 per QALY gained is more appropriate. Please indicate whether this work has been considered 
when broadening the maximum threshold at £50,000 and why it was not accorded more weight? 

NHS Dartford, 
Gravesham and 
Swanley CCG 

Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
burden of 
illness 
p.7 

The ‘reference dataset’ developed by the University of York is described as a starting point for establishing the burden of illness for a 
condition. Quite correctly it is noted this data leads to a very broad level of aggregation by ICD-10 code and that within diseases 
there are different levels of burden. We are not clear how this will be tackled and burden of illness will be established, nor how this 
will be weighted and then consistently applied across decision making in Technology Appraisals 

NHS Dartford, 
Gravesham and 
Swanley CCG 

Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
wider 

Despite the reassurance on p 12 that the appraisal committee will not use any of the protected characteristics for deciding on 
treatments, it is impossible to see how this can be the case when weighting societal benefit. We are concerned that without clear 
direction on how decisions on the weighting of ‘wider societal impact’ are to be made this will be at odds with protected 
characteristics set out in the Equality Act 2010. 
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societal 
impact 
p.9 

NHS Dartford, 
Gravesham and 
Swanley CCG 

Main = 
General -- 
Other = 
Weighting 
system 

We believe if a weighting system is to be used then it should be explicit to ensure there is consistency and transparency in the 
committee’s decision making, however we are not clear from this document how this can be achieved or decided upon whilst 
ensuring an evidence based approach. 

NHS Dartford, 
Gravesham and 
Swanley CCG 

Main = 
General -- 
Other = 
Transparen
cy 

Overall we believe that the changes proposed in the consultation paper will result in less consistency and transparency of the 
decision making in NICE committees and we do not support them. 

NHS Medway CCG Main = 
General -- 
Other = 
Maximum 
£50,000 
per QALY 

The basis for this new maximum threshold is unclear. The proposal appears to be based on historical reasoning, that is, that this is 
the limit for end of life treatments, and the highest cost effectiveness ratio used in the past by NICE. This is not good enough reason 
to keep the maximum, for end of life care, at £50,000, or to broaden the circumstances in which this may be acceptable for other 
guidance. It is widely accepted that the threshold range from £20,000 to £30,000 is not based on evidence. The Commons Health 
Select Committee (2008) noted, “The affordability of NICE guidance and the threshold it uses to decide whether a treatment is cost-
effective is of serious concern. The threshold is not based on empirical research and is not directly related to the NHS budget. It 
seems to be higher than the threshold used by PCTS for treatments not assessed by NICE. Some witnesses, including patient 
organisations and pharmaceutical companies, thought NICE should be more generous in the cost per QALY threshold it uses, and 
should approve more products. On the other hand, some PCTs struggle to implement NICE guidance at the current threshold and 
other witnesses argued that a lower threshold should be used.” The same prioritisation challenges apply to CCGs. We do not 
understand why a new higher maximum has been suggested that is not based on evidence. 
 
It is hard to see how this broadening of the circumstances in which the upper limit is acceptable will not result in many more 
expensive treatments being recommended for implementation in this NHS, this is unaffordable.A Clinical Commissioning Group has 
a duty to exercise its functions effectively, efficiently and economically, we cannot exceed our budgets. The proposal to broaden the 
circumstances in which an upper limit of £50,000 may be acceptable is alarming in the context of no increased resource allocation. 
CCGs cannot subsume higher treatment costs when there is already a struggle to afford and implement TAs and clinical guideline 
recommendations. Please confirm whether this new threshold will also apply to decisions made in clinical guidelines? We 
understand from work done by Claxton et al (CHE Research paper 81: Methods for the estimation of the NICE cost effectiveness 
threshold) that there is a very high probability that the £20,000 to £30,000 threshold is already too high. Claxton et al have 
suggested that a threshold of £13,000 per QALY gained is more appropriate. Please indicate whether this work has been considered 
when broadening the maximum threshold at £50,000 and why it was not accorded more weight? 
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NHS Medway CCG Main = 

General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
burden of 
illness 
p.7 

The ‘reference dataset’ developed by the University of York is described as a starting point for establishing the burden of illness for a 
condition. Quite correctly it is noted this data leads to a very broad level of aggregation by ICD-10 code and that within diseases 
there are different levels of burden. We are not clear how this will be tackled and burden of illness will be established, nor how this 
will be weighted and then consistently applied across decision making in Technology Appraisals 

NHS Medway CCG Main = 
General -- 
Other = 
Using the 
QALY 
shortfall to 
measure 
wider 
societal 
impact 
p.9 

Despite the reassurance on p 12 that the appraisal committee will not use any of the protected characteristics for deciding on 
treatments, it is impossible to see how this can be the case when weighting societal benefit. We are concerned that without clear 
direction on how decisions on the weighting of ‘wider societal impact’ are to be made this will be at odds with protected 
characteristics set out in the Equality Act 2010. 

NHS Medway CCG Main = 
General -- 
Other = 
Weighting 
system 

We believe if a weighting system is to be used then it should be explicit to ensure there is consistency and transparency in the 
committee’s decision making, however we are not clear from this document how this can be achieved or decided upon whilst 
ensuring an evidence based approach. 

NHS Medway CCG Main = 
General -- 
Other = 
Transparen
cy 

Overall we believe that the changes proposed in the consultation paper will result in less consistency and transparency of the 
decision making in NICE committees and we do not support them. 

Genetic Alliance UK Main = 
General -- 
Other = 

The terms of reference from the Department of Health on value-based assessment (VBA) of new medicines in June 2013 presented 
NICE with the opportunity to formally consider additional aspects of ‘value’, beyond End of Life considerations, for the first time in 
its appraisals. A broader understanding of ‘value’ and its use to justify the cost of effective medicines was welcomed by patients.  
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As we outline in our response, NICE’s VBA proposals are a missed opportunity. Burden of Illness (BoI) and Wider Societal Impact 
(WSI) presented a framework within which NICE could formalise consideration of additional factors beyond those already captured 
by Quality Adjusted Life Years (QALYs) in order to achieve a more accurate representation of a medicine’s value as perceived by 
patients, their families and carers and wider society. Relying on further manipulation of QALYs, already an imperfect measure of 
patient health gain, does not achieve this and merely represents a reshuffling of NICE’s existing priorities.  
 
The result is a VBA framework that lacks transparency, consistency and predictability, risks disadvantaging some disease areas and is 
over reliant on QALY calculations. We would urge NICE to consider the issues and solutions raised by ourselves and others during 
this consultation period before implementing its proposals for VBA. 

Genetic Alliance UK Main = 
General -- 
Other = 

Throughout the development of NICE’s VBA proposals, Genetic Alliance UK has been concerned by the unsatisfactory degree and 
scope of patient engagement.  
 
Firstly, NICE’s Working Party on the Guide to the Methods of Technology Appraisals, who were the primary point of patient contact 
during the development of VBA, is made up exclusively of representatives from oncology groups: two members representing their 
own organisations, Myeloma UK and Breakthrough Breast Cancer, and one member representing Patients Involved in NICE from 
Prostate Cancer UK. This does not a give a true reflection of the spectrum of patients likely to be affected by VBA. 
 
Secondly, the meeting NICE held on the 22nd May 2014 specifically to inform patient groups about VBA was poorly advertised and 
as a result significantly under attended. We have evidence that patient groups interested in and affected by VBA were unable to 
attend due to the short notice. In some cases, this was despite recent correspondence with NICE that committed to ensuring their 
involvement.  
 
Finally, at the above meeting, it was stated that although VBA proposed a new cost-effectiveness threshold of £20,000 per QALY, in 
practice it would remain at £30,000 per QALY. To facilitate transparency and predictability, NICE should ensure that the 
presentation of their methods in documentation mirrors how they work in reality and how NICE’s senior executives present them. It 
is difficult for patient groups and other stakeholders to meaningfully comment on NICE’s VBA proposals when this appears not to be 
the case. 
 
The lack of broad engagement with patients in the development of this system is all the more concerning given the scale of NICE’s 
missed opportunity to truly address burden of illness and wider societal impact. 

Genetic Alliance UK Main = 
General -- 
Other = 

Genetic Alliance UK is the national charity working to improve the lives of patients and families affected by all types of genetic 
conditions. We are an alliance of over 160 patient organisations. Our aim is to ensure that high quality services, information and 
support are provided to all who need them. We actively support research and innovation across the field of genetic medicine. 
 
Genetic Alliance UK runs a multi-stakeholder campaign called Rare Disease UK, which works towards the delivery and 
implementation of a UK Strategy for Rare Diseases, published by the Department of Health in November 2013. 
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Genetic Alliance UK speaks from the perspective of families affected by genetic conditions who look toward innovation and research 
as a means to deliver effective therapies for currently untreatable conditions. We welcome the opportunity to respond to this 
consultation. 

Multiple Sclerosis 
Trust 

Main = 
General -- 
Other = 

The MS Trust is a national charity that represents the approximately 100,000 people with MS who live in the UK. We are responding 
to the consultation in relation to the issues as they apply to multiple sclerosis, a condition primarily diagnosed in women of working 
and childbearing age.  
 
The MS Trust welcomes any moves by NICE to widen the basis for appraising new health technologies. The costs of multiple sclerosis 
to society are considerable, as without treatment, the majority of people with MS are likely to become significantly disabled, no 
longer able to work, in some cases no longer able to take on family responsibilities, and dependent on carers and on the welfare 
state for support. The costs of MS extend beyond the individual to their family and carers, and the economic, health and 
psychological costs of people living with someone who has MS can be considerable.  
 
Currently these wider societal costs are excluded from the methodology for calculating QALYs for medications that affect MS that 
are referred to NICE. 

Multiple Sclerosis 
Trust 

Main = 
General -- 
Other = 

Value-based assessment as a concept has been discussed for a number of years. We are surprised and unhappy that major and 
significant potential changes to the technology appraisal process are being presented within a one-off consultation. As a patient 
organisation, we would have preferred to see a preliminary discussion document that was part of an iterative process, to allow 
proper comment and development of new tools for assessing the value technologies in a wider context. 

Multiple Sclerosis 
Trust 

Main = 
General -- 
Other = 25-
28; 33-34 

We are, however, concerned that the preferred definition in this consultation, of ‘wider societal impact’ remains narrow, defined as 
‘the loss in an individual’s capacity to engage with society as a result of living with a disease of condition, compared with their 
capacity to engage with society without the illness’. It appears to adapts the existing ‘burden of illness’ framework, and would seem 
that it has been chosen only because it fits well with NICE’s existing model. 

Multiple Sclerosis 
Trust 

Main = 
General -- 
Other = 29-
32 

On the very limited evidence available in this consultation document, we would prefer that the ‘wider societal benefit framework’ 
be adopted, since this takes into account the individual’s actual and potential contribution to society, including work and the ability 
to care for others – especially important in MS since it is mostly diagnosed in women of childbearing age. There is the potential in 
MS for considerable societal costs not simply to the individual but to their family as well, and we would welcome more any model 
that takes account of these wider costs. 

Healthcare Alliance 
(SHCA) 

Main = 
General -- 
Other = 

The Specialised Healthcare Alliance is a coalition of over 100 patient-related organisations, supported by 14 corporate members, 
which campaigns on behalf of people with rare and complex conditions.  
 
The Alliance has a keen interest in the methodologies used to assess technologies for patients with rare or complex conditions, 
particularly given that per capita costs for these patient groups can be proportionately higher than those serving larger populations. 
The Alliance was closely involved with the development of the ethical decision-making framework used by the Advisory Group for 
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National Specialised Services.  
 
We welcome the opportunity to comment on NICE’s proposals for value based assessment. This response provides some general 
comments on NICE’s proposed approach, before turning to the relevant consultation questions.  
 
First and foremost, the Alliance welcomes the incorporation of a broader definition of value in NICE’s technology appraisal to more 
fully reflect the benefit that new medicines and treatments can bring to patients in the NHS, including those with rare and complex 
conditions. Societal benefit and individual health gain are important components of the benefits of new technologies and Appraisal 
Committees should be free to consider these as appropriate. However, the amendments proposed in the consultation document 
are relatively conservative in nature and the Alliance would see merit in issuing guidance to Appraisal Committees on how to weight 
societal benefit and the burden of illness in their deliberations, as compared with the usual cost-effectiveness considerations. 
Worked examples could usefully illustrate this point.  
 
Accordingly, the Alliance sees promise in NICE’s proposals but could not support them pending the provision of more detail (see 
other comments). 

CARE (Christian 
Action Research 
and Education) 

Main = 
General -- 
Other = 

It is a recognised fact that healthcare allocation is a controversial topic. In the current economic climate, facing the challenge of 
necessary reform to the health and social care system to meet the needs of an aging population, it is not easy to apply principles of 
justice to questions of appraisal and allocation of finite resources when it is not possible to meet every request. 
 
Even so, we are concerned that the proposals outlined by NICE are dangerously utilitarian and have the potential to cause long term 
detriment to the value which is attached to patients who are deemed to be less worthy contributors to society. 
 
We consider some general principles before referring specifically to the proposals set out in the consultation document. 

CARE (Christian 
Action Research 
and Education) 

Main = 
General -- 
Other = 

Problems with QALYs 
Significant importance is attached by NICE to QALYs as the principle method of health outcome; however, we have some concerns:  
 
QALYs suffer from the problem of incommensurability. It is impossible to rank changes in life prolongation with those producing an 
enhanced ‘quality of life’. Measuring health gain in terms of QALYs therefore lacks integrity and is never truly objective. 
 
Quality of life measures fail to factor in cultural, ethnic, social and religious factors and others associated with human flourishing. 
 
Even with some statistical appreciation of uncertainty in estimates, the focus is far too narrow by majoring on a single health 
outcome. There are likely to be a number of other health outcomes which will have an impact including access and health and social 
care upon leaving hospital. 
 
No other benefits, apart from clinical effectiveness, are taken into consideration. This is one of the main reasons why the 
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introduction of ‘value-based pricing’ has been considered. When ‘value’ is considered the contribution of patients, carers and 
society is said to be taken into consideration. 

CARE (Christian 
Action Research 
and Education) 

Main = 
General -- 
Other = 

A ‘needs-based approach’ 
When NICE considered the ethics behind social value judgements in 2005, it considered various theories of distributive justice. 
Concerning utilitarianism and egalitarianism, it stated that ‘Each...articulates ideas that most would be reluctant to relinquish and 
where one theory is weak, the other is often strong and some compromise has to be found’.  
 
In this same document, NICE described ‘the traditional paternalistic approach’ as being based on the ‘need principle’ and that this is 
largely associated with the perspective of ‘doctor knows best’. By conflating the two issues it leads to confusion and misleading 
conclusions. Nevertheless, NICE proceeded by dismissing the need principle on the basis that ‘it takes no account of other issues’ 
(the other issues were not cited) and because it offers ‘no solution relating to a healthcare system as a whole’.  
 
A subsequent edition of the NICE guidelines published in 2008 makes no mention of the need principle, favouring procedural justice 
which prioritises transparency. Dismissing the value of need is a fatal move. Although it may be difficult to articulate and measure, 
the principal itself must be given due consideration. 

CARE (Christian 
Action Research 
and Education) 

Main = 
General -- 
Other = 

The common good 
The common good – that is, a specific ‘good’ that is shared and beneficial for all or most members of a given community – should be 
interpreted not only according to the guidelines of the majority but also according to the effective good of all the members of the 
community, including the minority. 
 
Often those who need and require treatment most are those who are less articulate in expressing their needs. The common good 
‘requires fellowfeeling, genuine self-giving, joint effort with others to promote the flourishing of all, encouragement and support for 
the effort of others and various interventions by the state in accordance with a just hierarchy of values’.  
 
Health systems have a significant and powerful role to play in demonstrating and communicating the values of wider society. The 
proposals contained in the consultation document undermine this principle. 

CARE (Christian 
Action Research 
and Education) 

Main = 
General -- 
Other = 

Personal responsibility 
The above makes a good case for a ‘needs-based’ approach to decisions in healthcare, irrespective of factors such as race, religion, 
social contribution, age, consciousness, intelligence, quality of life, provider whim and ability to pay. 
 
However, such an approach should also be couple with the notion of personal responsibility. If people can be helped to change 
behaviours and adopt healthier lifestyles, encouraged through incentivisation and other means, then this will help to reduce the 
burden falling on the healthcare system. This will in turn help serve the common good and help maximise the use of limited 
resources. 

CARE (Christian Main = Fairness 
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Action Research 
and Education) 

General -- 
Other = 

Related to the idea of need and personal responsibility is the idea of fairness, a concept NICE does seem to want to uphold through 
its adherence to the principle of procedural justice. Being honest about limits and then assessing the best form of distribution which 
allows for fairness for all is important. 
 
The likelihood that any individual would want to play a part in creating a society that may leave them disadvantaged is very remote. 
As we assess how best to more with healthcare resource but with limited resources, we must consider the kind of values we want 
our healthcare system to embody. 

CARE (Christian 
Action Research 
and Education) 

Main = 
General -- 
Other = 

Specific concerns from the consultation document 
The two new ‘value elements’ of assessment – burden of illness and wider societal impact – despite being nominally consistent with 
NICE’s current end of life approach – carry significant risk for the treatment of patients and behaviours in the medical profession in 
the long term. 
 
In considering using QALY shortfall to measure wider societal impact, paragraphs 26 and 27 of the consultation document make it 
plain that NICE is aware of the interconnectedness of human life and society. However, the focus of value and contribution to 
society as outlined in the consultation document is extremely narrow, focusing on a single health outcome. There are a number of 
additional factors and health outcomes which are not taken into account. This includes access health and social care after leaving 
hospital to name but two examples. No other benefit, apart from clinical effectiveness, is taken into consideration. 
 
The proposals contained in the consultation document espouse a reductionist utilitarian approach which, if incorporated into an 
Appraisal Committee’s decision-making process, will lead to a very black and white ‘contribution v. consumption’ model which is 
incompatible with a right respect for individual human dignity and the value of life. 
 
The consultation fails to take into account the contribution made by patients over many years into a system which has been 
championed as being there when it is needed. A key concern must be that proposals which make Appraisals Committees more 
utilitarian in the application of their assessment criteria will surely undermine trust in the medical profession as a whole and the 
desire of the NHS to treat patients. 
 
We are also concerned that there will be a knock on effect in terms of fear and uncertainty – particularly amongst those who are not 
healthy tax payers or “worthy” caregivers. Such an approach is poorly timed at best – given recent high profile court cases and 
debates in parliament concerning end of life care – and at worst says to those who are chronically ill, those who are young and 
disabled and those who are elderly, that their lives are worth less due to a perceived lack of capacity to contribute to wider society. 

CARE (Christian 
Action Research 
and Education) 

Main = 
General -- 
Other = 

Further comments 
The consultation document makes plain that age, as a protected characteristic under the Equality Act 2010, will not be considered 
when deciding whether or not the NHS should offer new treatments. We are pleased to see this outlined clearly in the document. 

CARE (Christian Main = Recommendations 
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Action Research 
and Education) 

General -- 
Other = 

As outlined above, a ‘needs-based’ approach which takes full account of the common good for all, based on a wide range of criteria 
underpinned by improved education and incentivisation concerning personal responsibility would seem to be the way forward. 
 
Such an approach avoids the unhelpful and potentially dangerous insinuation that some lives are worth more than others which 
would be the result of the adoption of the proposals outlined in the consultation document concerning burden of illness and wider 
societal value. 
 
Such an approach also engenders trust in the healthcare system, in treatment and in medical profession more widely in that it 
maintains a ‘fair’ system which demonstrates compassion more reflective of wider society. 

Meningitis 
Research 
Foundation 

Main = 
General -- 
Other = 

We welcome the decision to add a burden of illness weighting to the decision making criteria. We believe that this is a step in the 
right direction when it comes to reflecting public preference for prioritising interventions against more severe diseases over milder 
ones. We also welcome the consideration of wider societal impact into the decision making process.  
 
We are interested in how value based assessment might be used when making decisions about vaccine cost effectiveness. A joint 
PHE-JCVI-DH-NICE working group is currently being formed to consider issues surrounding the assessment of preventative 
interventions for severe but rare diseases compared to more common milder illness. We think that value based assessment should 
form part of these deliberations and would like the opportunity to contribute to a public consultation regarding this. 

Meningitis 
Research 
Foundation 

Main = 
General -- 
Other = 

The current NICE proposal on value based assessment doesn’t provide any details of how the revised methods will actually be 
operationalised.  
 
We propose that a second consultation is arranged when a more complete proposal has been formulated. 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
General -- 
Other = 

RNIB is the largest organisation of blind and partially sighted people in the UK. 
 
We are a membership organisation with over 10,000 members who are blind, partially sighted or the friends and family of people 
with sight loss. Eighty per cent of our Trustees and Assembly Members are blind or partially sighted. We encourage members to get 
involved in our work and regularly consult with them on government policy and their ideas for change. 
 
As a campaigning organisation, we fight for the rights of people with sight loss in each of the four nations of the UK. 
 
During the next five years (2014-2019) we want to tackle the isolation of sight loss by focusing on four clear strategic priorities:  
• Strategic priority one: supporting people at the time of diagnosis with a sight condition, so that they can rebuild their lives 
• Strategic priority two: helping blind and partially sighted people maintain and increase their independence so they can make the 
most of their lives 
• Strategic priority three: ensuring society includes blind and partially sighted people as equal citizens and consumers  
• Strategic priority four: preventing avoidable sight loss so that more people keep their sight 
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Royal National 
Institute of Blind 
People (RNIB) 

Main = 
General -- 
Other = 

RNIB welcomes the opportunity to comments on the new proposals for Technology Appraisals.  
 
While we support the principles of creating an assessment that reflects the value new treatments bring to patients, the NHS and 
wider society; we feel that the current proposals will not deliver these changes and will not increase access to new medicines.  
 
We believe that the introduction of just two new modifiers is a missed opportunity, as these do not capture the aspects of a new 
medicine that matter to patients the most (such as burden of a treatment regimen etc). 
 
It also seems inappropriate to use just QALYs to calculate these two new modifiers - NICE could have considered the introduction of 
other evidence (such as qualitative information on the patient experience etc) when assessing BoI and WSI. It is well established 
that QALYs do not represent a balanced picture of the benefits of a treatment since they are based on time-trade off calculations 
that tend to use general population views on the severity of different health states. These tend to differ from the views of patients 
and in turn are often different to the views of treating clinicians. They also fail to take into account that many people (especially the 
older people that RNIB represents) may have co-morbidities and the QALY calculation does not allow any flexibility to build this in 
and reflect the real BoI for patients. To add to this, there is already a lack of clarity around the way NICE calculates cost per QALY in 
appraisals. 
 
We believe more work needs to be done around the use of the modifiers 'innovation' and 'non-health related'. How will they be 
defined and quantified in the new assessment?  
 
Also, trying to assess the impact of a sight condition on a patient's quality of life is notoriously difficult. NICE uses the EQ5D as the 
standard tool for measuring health outcomes. However, this is not a good instrument for use in patients with vision problems. The 
National Eye Institute Visual Functioning Questionnaire - 25 (VFQ-25) is far more sensitive to vision related problems. While we 
appreciate that mapping NEI VFQ-25 scores to EQ-5D is not very effective, we would to point out that quality of life calculations for 
patients with a sight condition are far from accurate. This factor, coupled with the use of two new QALY based calculations, means 
that it is very difficult for NICE to assess the value sight saving treatments bring to patients and wider society. 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
General -- 
Other = 

Concerns with the QALY shortfall table: 
 
Although the QALY shortfall table was issued by NICE for 'illustrative purposes only', we are concerned about how it will be used in 
practice.  
 
We understand that the Decision Support Unit is working on a QALY shortfall reference table over the coming months and that 
appraisal committees will know where many medicines 'rank' by March 2015. We would like more clarity around this piece of work.  
 
Although NICE is able to develop proportional QALY loss percentages and absolute QALY loss figures for conditions, it is impossible 
to know what this will actually mean in terms of the new process until decision are made about how the modifiers are weighted. 
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Royal National 
Institute of Blind 
People (RNIB) 

Main = 
General -- 
Other = 

Impact on other NICE/NHS policies and guidance: 
 
We would like NICE to consider the wider implications of including BoI and WSI modifiers in the HTA process.  
 
What does this mean for the other work it undertakes - such as the development of clinical guidelines - which also make value 
judgements? Will other NICE work programmes now factor in BoI and WSI into its decision making processes? 
 
The NHS Constitution for England makes it clear that access to treatment must be based on clinical need and that patients have a 
right not to be discriminated against. Therefore, any policies which potentially run counter to the principles need to be very 
carefully considered. 
 
Related to this, is the message these proposals send to other parts of the NHS. Will there be a shift towards including these 
modifiers in other policies and guidance and what impact will that have? For example, most Individual Funding Request (IFR) 
policies, operated by Clinical Commissioning Groups (CCGs), explicitly state that non-clinical social factors should not play any part in 
decision making in IFR applications. This is for a number of reasons such as: 
• difficulty in making objective assessments of non-clinical factors 
• fairness with regard to patients denied treatment whose social factors are unknown 
• Discrimination, for example, authorising treatment to keep a person in paid work will discriminate against people who are retired, 
whilst authorising treatment on the basis of caring responsibilities will favour women over men. 
 
Many IFRs are made and funded in order to keep an individual in employment. From a public health point of view, there is no doubt 
that this has wider health and social benefits. It can also be argued that the treatment is more cost effective when these wider 
benefits are taken into account. It therefore feels right to fund on this basis – and on one level it is. 
 
However, what would this say about access to healthcare for the unemployed? The CCG has inadvertently made a decision to 
dedicate more resources to maintain the health of the employed compared to the unemployed in identical clinical circumstances. 
Whatever the benefits of keeping patients in employment, it is suggested that there is a higher principle that overrides this 
consideration. This is that the NHS should treat people equally if they have equal need. There may yet come a time when society 
decides that the NHS should give preference to the employed, but NHS organisations are not mandated to make this value 
judgement at present. 
 
On occasion the Courts have also been asked to grapple with these issues. In the 2011 case of Condliffe v. North Staffordshire PCT, 
the Appeal Court explicitly approved the PCTs policy of only taking account of clinical factors in determining Individual Funding 
Requests.  
 
At RNIB, we often find these policies incredibly frustrating because we can see that there are good reasons to, for example, 
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authorise cataract treatment to a machinist which will enable her to keep her job or to enable an elderly woman to continue to care 
for her husband who has Alzheimer's. We do, however, recognise the very difficult issues that such an approach raises and the need 
to ensure that the potential implications of such an approach are fully thought through and understood. This is why we are calling 
on NICE to consider the implications of including BoI and WSI impact in its HTA process. 

Royal National 
Institute of Blind 
People (RNIB) 

Main = 
General -- 
Other = 

Including patients in value based assessments 
 
Improving patient outcomes and increasing access to medicines that bring value should be at the heart of this new system. 
Therefore, patients and patient groups should play a pivotal role in the development of the new assessment and its implementation. 
 
However, this consultation process has been inaccessible to the patients we represent in terms of the content (ie it is so technical, 
familiarity with health economics is a prerequisite to make sense of the new proposals) and the format (ie the PDF documents are 
not tagged for accessibility and the graphics/diagrams cannot be read using assistive technology). This makes it very hard for 
patients with sight loss to understand what NICE is consulting upon and to feedback on the aspects that matter to them.  
 
Also, engaging with current NICE appraisals is a real challenge for many patient organisations because the process is both time and 
resource intensive. To make patient involvement more than just tokenistic, NICE must consider how it communicates the new 
system to patients/patients groups; and that it is clear about the role they can play and the evidence they need from them. 
 
This is why NICE must produce clear, accessible guidance on the new assessment for patients/patient groups.The NICE Patient and 
Public Involvement Programme will no doubt play a crucial role in providing advice and assistants to patient groups/patient experts 
in responding to the new assessment.  
 
We believe that patients/patient groups should be consulted about VBA proposals as they develop over the coming months and 
should co-produce any patient documentation/templates relating to the new assessment with NICE. 

Teenagers and 
Young Adults with 
Cancer (TYAC) 

Main = 
General -- 
Other = 

TYAC is very concerned about the potential impact of this work on young people with a cancer diagnosis. Young people are a very 
small (less than 1%) proportion of the overall cancer figures and it is felt that the methods that will be employed in value based 
assessments will actively work against this minority population. TYAC representatives would be very happy to be a part of the NICE 
group in the taking forward of this work to ensure that younger cancer patients are not negatively impacted upon by the 
assessments. 

Breast Cancer Care Main = 
General -- 
Other = 

We are concerned about the lack of detail in the consultation document about how these proposals might work in practice. We fear 
that the introduction of value based assessment might have very little impact on the NICE appraisal process and may even result in 
poor decisions being made. 

Breast Cancer Care Main = 
General -- 
Other = 

We believe that the introduction of value based assessment offered an opportunity for radical change in the way drugs are 
appraised: potentially strengthening the existing NICE Patient and Public Involvement Programme and rethinking the way drugs are 
valued beyond the QALY so that more patient views on quality of life are more meaningfully included. However these proposals do 
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not deviate greatly from the current methodology used by NICE (with the QALY remaining key) and do not re-evaluate the role of 
patients and patient organisations in the decision-making process. It appears as if an opportunity to restore public confidence in 
NICE decisions and ultimately improve access to valuable cancer drugs has been missed. 

Prostate Cancer UK Main = 
General -- 
Other = 

Prostate Cancer UK welcome the deliberate shift away from quantifying wider societal benefit significantly in line with an 
individual’s economic productivity. However, the VBA proposals outlined by NICE miss the full opportunity to take a broader 
consideration of a medicine’s value and consider new evidence. The NICE proposals are limited by a reliance on QALYs and lack the 
transparency, consistency and predictability that they were designed to improve. 

Prostate Cancer UK Main = 
General -- 
Other = 

We believe, as a patient organisation, that the patient voice must play a meaningful role in the development, implementation and 
running of VBA. VBA must work for patients in the following ways:  
• Reform of the current system must lead to significant improvements in access to effective medicines. 
• There is greater involvement of people affected by the condition/disease relevant to the medicine undergoing appraisal in the 
appraisal process. 

Prostate Cancer UK Main = 
General -- 
Other = 

Xxxxxxxxxxxxx, a man diagnosed with prostate cancer, has said the following when asked what he thought of the proposals put 
forward in the consultation document.  
 
“Burden of illness doesn’t sufficiently address the emotional aspect of illness: there is very little reference to the personal, lived 
experience of serious illness.” 
 
“I accept that NICE adopt much needed objective, rational thinking regarding costs, but I feel torn between that and the individual 
patient’s emotional perspective on their illness, and what he or she may hope for in its deliberations. NICE do not appear to take 
sufficiently into account the emotional impact of disease or the emotional relief that a drug might give.” 

Patients Involved in 
NICE (PIN) 

Main = 
General -- 
Other = 

Patients Involved in NICE (PIN) is a coalition of over 80 patient organisations and is committed to enabling patient groups to engage 
productively with NICE. Independent from NICE and the pharmaceutical industry, they use their combined knowledge, experience 
and direct contact with patients from a wide range of conditions, to ensure NICE puts patients, carers, and patient groups at the 
centre of all of its work. 
 
They act as a critical friend and a respected and equal partner in developing and shaping aspects of NICE's work. They provide a 
forum for enabling patient groups to engage with NICE, working alongside NICE´s Public Involvement Programme. 

Patients Involved in 
NICE (PIN) 

Main = 
General -- 
Other = 

Throughout the development of value based pricing, we were concerned by the lack of patient engagement. While NICE has 
engaged more than the DH with patient groups on VBA, we feel there is still room for some specific improvement here. 
 
For instance, we welcomed NICE setting up a consultation meeting on the 22nd May 2014 on VBA (as well as attending to speak an 
extraordinary PIN meeting for this purpose). However, at the 22nd May meeting, it was stated by a senior NICE executive that 
although VBA proposed a new cost-effectiveness threshold of £20,000 per QALY, in practice it would remain at £30,000 per QALY. 
This brings an element of confusion into proceedings. Patients, the wider public and patient organisations will need consistency 
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between documentation and how the revised methods work on the ground in order to ensure meaningful engagement with 
stakeholders. We also received several reports from other patient organistaions who felt they had been given inadequate notice by 
NICE to attend the 22nd May meeting. While we appreciate NICE setting up this meeting, and the inherent difficulties in ensuring all 
stakeholders are involved at the same time, we are keen to work with NICE over the coming months to ensure patients 
organisations (both within, and outside of PIN) have the opportunity to help make any final changes workable. 

Patients Involved in 
NICE (PIN) 

Main = 
General -- 
Other = 

We believe, as a patient group, that the patient voice must play a meaningful role in the development, implementation and running 
of VBA. VBA must work for patients in the following ways:  
• Reform of the current system must lead to significant improvements in access to effective medicines. 
• There is greater involvement of people affected by the condition/disease relevant to the medicine undergoing appraisal in the 
appraisal process 

Patients Involved in 
NICE (PIN) 

Main = 
General -- 
Other = 

It is important to note that our responses have been based on the information given to us. However, given that there remains much 
detail to be worked out in the implementation of VBA (as acknowledged by NICE), it is difficult to come to definitive conclusions 
although we have presented our informed concerns. We would welcome additional consultation as further information and details 
emerge of the new system, and strongly recommend the setting up of a regular review process once the new system is 
implemented. 

CLL Service Main = 
General -- 
Other = 

We would like to raise the following points 
1. Moving away from the current methodology of ‘End of Life’ criteria (threshold of £50,000) to weighting due to new modifiers 
(wider societal impact (WSI) and burden of Illness (BoI)) with a maximum 2.5X modifier runs a significant risk of broadly reducing the 
funding for cancer treatments 
2. We have concerns as to how the WSI and BoI will be calculated for each disease. Increasingly we recognise that novel therapies 
may have disproportionate benefits for certain sub-types of a specific cancer. As an example with CLL, there is a vastly 
disproportionate benefit for treating specific poor risk disease (e.g. genetically deleted at the 17p chromosome locus) with novel 
targeted therapies, compared with standard of care. How will NICE be able to remain flexible to the huge divergence of benefit 
within diseases? 
3. Putting a maximal weighting of 2.5 runs the real risk of discriminating against innovative therapies in cancer. Very broadly, much 
innovation with cancer therapy has seen the development of targeted therapies which treat cancer in a different way from more 
traditional surgery / chemotherapy / radiotherapy approaches. Novel therapies are more likely to use on-going therapy to control 
the disease and convert it to a chronic managed condition where patients live with their disease in a managed state, often enjoying 
good QoL. Such therapies are often hugely valued by patients as the broad tolerability profile is better than traditional cancer 
therapy. However, as these therapies require on-going treatment to achieve QALY gains (i.e. one year of treatment can only convert 
into one QUALY gained), there is a significant risk that the VBA system as proposed will not be able to fund these drugs as the 
£50,000 threshold per adjusted QUALY will be exceeded by the annual cost of the drug. 
4. We have to highlight that highly specialised technology appraisals are prepared to fund up to £300,000 / year (examples include 
national commissioning of care for PNH) drug costs for very rare diseases, but the proposed system will not come anywhere near 
this level of funding for treating more common conditions. While we appreciate that healthcare costs need to be managed, it is very 
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difficult to explain this apparent imbalance of funding to our CLL patients, who have expressed very strong concerns to us that they 
may not be able to receive novel therapies, because their condition is ‘too common’. 

National 
Rheumatoid 
Arthritis Society 

Main = 
General -- 
Other = 

Owing to the difficulty we have encountered in responding to this consultation, we believe NICE should help to make independent 
health economist expertise available to patient organisations to improve their ability to offer detailed analysis of the VBA proposals. 
Most patient organisations do not have access to this expertise in-house and may not be able to afford to hire a health economist. 
We believe this puts patient organisations at a disadvantage when replying to this consultation and subsequent VBA consultations. 

National 
Rheumatoid 
Arthritis Society 

Main = 
General -- 
Other = 

We support the Patients Involved in NICE recommendation that the patient voice must play a meaningful role in the development, 
implementation and running of VBA, including greater involvement of people affected by the condition/disease when a medicine 
that affects them is undergoing appraisal. 

Cancer52 Main = 
General -- 
Other = 

We believe that there is an opportunity to more fully reflect the impact of disease and the potential benefits of treatment through 
the additional modifiers of Burden of Illness and Wider Societal Benefit.  
 
We believe that patients, and their carers, with their real world experience, are best placed to articulate these impacts and that we 
should be given the opportunity (and support) to provide evidence on these to the Appraisal Committee both as patient and carer 
experts and as representatives of organisations for patients and carers.  
 
We have set out our proposals in more detail here: http://www.cancer52.org.uk/wp-content/uploads/2009/10/Overview-of-
Cancer52-response-to-NICE-consultation-on-Technology-Appraisals-Process-Guide1.pdf and here http://www.cancer52.org.uk/wp-
content/uploads/2009/10/TAProcessGuidesConsultationComments-Cancer52-Final.pdf 

Cancer52 Main = 
General -- 
Other = 

We believe that there should be a full and open approach to evaluation of these changes as we have already said in our briefing 
papers on VBA available here: http://www.cancer52.org.uk/wp-content/uploads/2009/10/Cancer52-VBA-NICE-Do-It-Their-Way.pdf 
and here: http://www.cancer52.org.uk/wp-content/uploads/2013/03/Cancer52-Position-Statement-on-Value-Based-Pricing-Sept-
Update.pdf  
 
This would be facilitated by the interim status we suggest as above. 

Cancer52 Main = 
General -- 
Other = 

We are concerned that much of the discussion relates to ‘average’ patients (for instance, the average age of patients which, for 
example, would not reflect the life time benefits for young people with cancer, provided in the illustrative table available at: 
http://www.nice.org.uk/media/FE3/97/Illustrative_TA_list_and_QALY_shortfall.pdf). However, as our knowledge of genetics and its 
relationship to disease increases and as opportunities are exploited to tailor treatments (e.g. BRCA testing may influence future 
decisions for drugs to treat ovarian cancer), decisions are needed for sub-groups of patients.  
 
We’re unclear how VBA fits alongside this more stratified approach that is already occurring in clinical practice. 

Cancer52 Main = 
General -- 
Other = 

We believe that the changes need to be considered alongside the original objectives for Value Based Pricing. These were to:  
 
- improve outcomes for patients through better access to effective medicines;  
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- stimulate innovation and the development of high value treatments;  
- improve the process for assessing new medicines, ensuring transparent, predictable and timely decision-making;  
- include a wide assessment, alongside clinical effectiveness, of the range of factors through which medicines deliver benefits for 
patients and society;  
- ensure value for money and best use of NHS resources.  
 
(Source: 
http://webarchive.nationalarchives.gov.uk/20130107105354/http://www.dh.gov.uk/prod_consum_dh/groups/dh_digitalassets/@d
h/@en/documents/digitalasset/dh_122793.pdf)  
 
We do not see a clear link between the NICE proposals and the objectives set out by the Department of Health. 

Cancer52 Main = 
General -- 
Other = 

We believe NICE needs to take full advantage of the introduction of VBA to be bold in their revision of the Methods and Process 
guides. In particular the current proposals seem to offer no answer to the conflict between a system that recognises the 
requirement that it be timely in its process yet rigorous in its requirement for evidence. We believe NICE should build on the existing 
options of Only in Research and Approval with Research. These are also in line with the broader changes affecting decisions on new 
medicines, seen with the European Medicines Agency’s pilot of Adaptive Licensing, the MHRA’s Early Access to Medicines Scheme 
and Commissioning through Evaluation from NHS England. The rationale for and objectives underpinning these speak to 
conditionality, flexibility, dynamism and the real world. NICE should align with these features and respond appropriately in the same 
way as it has accorded recognition to the need to accommodate factors other than the clinical and economic in its assessment and 
appraisal work. 

Cancer52 Main = 
General -- 
Other = 

Just as we note above, one of the ambition for the reforms was to stimulate innovation. Innovation remains an area where 
everyone agrees on its importance, but beyond that it’s hard to see how innovation will be encouraged nor that it will be more 
clearly identified as a factor in Appraisal Committees decisions. 

Myeloma UK Main = 
General -- 
Other = 

Introduction 
 
Myeloma UK welcomes the opportunity to comment on the National Institute for Health and Care Excellence (NICE) consultation on 
the proposed principles underpinning the new system of value-based assessment (VBA). 
 
We have been actively involved in the debate around the value assessment and pricing of treatment since the initial value-based 
pricing (VBP) consultation in December 2010. More recently, we have been fully supportive of the role NICE has been given by the 
Department of Health (DH) and as NICE will be aware, had called for this to be the case from the outset. 
 
On this basis, we are pleased to provide a response to the consultation and hope our feedback will be helpful. 
 
General comments 
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Myeloma UK is always broadly supportive of policies that are designed to improve fair and equal access to medicines on the NHS. 
 
In general, we understand the evidence that underpins both burden of illness and wider societal benefit and support the concept of 
conducting broader assessments of value, particularly value that cannot easily be captured in the QALY measurement. 
 
However, we also feel strongly that improvements can still be made in the assessment of clinical and cost effectiveness of new 
medicines and that a broader assessment of value beyond this is not the only challenge. 
 
Myeloma UK has always considered measures such as the implementation of the NICE end-of-life modifier as stop-gap measures to 
allow patients access to medicines in the short-term, and considers that in the longer-term that industry needs to do a better job 
with health technology assessment submissions to ensure that their clinical evidence adequately justifies the prices that they set.  
 
We hope that moving forward, NICE continue to work with industry to ensure that their ‘inputs’ into the health technology 
assessment process are improved and that through putting in place a new burden of illness modifier we are not inappropriately 
rewarding industry for poor submissions. 
 
We outline more specific comments on both burden of illness and wider societal benefit in the responses to the questions below. 
 
Direction to NICE appraisal committees 
 
As the initial consultation on value-based pricing was very prescriptive, we welcome the move by NICE in this consultation to ask 
stakeholders their opinions for capturing burden of illness (in terms of proportional shortfall) and wider societal benefit (in terms of 
absolute shortfall) in their appraisal processes before sending explicit directions to the NICE appraisal committees on how to take 
them into account in their decision-making. 
 
Once the consultation has closed and the feedback collated and assessed, it is very important that further public debate is had on 
how the committees weight burden of illness and wider societal benefit/impact (if these are taken forward after the consultation) in 
their decision-making. This will ensure that stakeholders are in agreement before any changes are made to the system.  
 
It is also important that any guidance issued to the appraisal committees is detailed and comprehensive to ensure consistency in 
decision-making across the appraisal committees and also that the new ‘modifiers’ are applied transparently. 

Parkinson’s UK Main = 
General -- 
Other = 

Parkinson’s UK is strongly believes that the standardised BoI measure for an entire patient populations is too generalised and is 
incompatible with the accepted understanding of long-term, fluctuating conditions. Such understandings have been formalised 
through the Department for Work and Pensions’ approach to long-term conditions. Central to assessing disability and gaining access 
to financial support in cases where people are deemed unable to work is that it ‘depends on how your condition affects you, not the 
condition itself’ . BoI stands in complete contradiction to this concept. 
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Furthermore, we are extremely concerned that BoI will itself lead to a hierarchy of disease, which could put huge significance on 
future health service prioritisation of different conditions. The supporting documentation ‘Illustrative Technology Appraisal list and 
QALY shortfall’, although only for illustrative purposes at this moment in time, provides a perfect example of exactly what should be 
avoided as use of value based assessments progresses in the future. To suggest that any one condition is more severe than another 
or creates a greater burden by placing them in a ranking table is not only highly offensive, but also completely ignores an individual’s 
experience. 
 
Therefore, Parkinson’s UK strongly cautions against this approach, which could see whole sections of the disabled community 
dismissed by the public and health service as not having severe enough conditions to be prioritised. This could ultimately lead to 
discrimination. 

Parkinson’s UK Main = 
General -- 
Other = 

QALYs in their current form do not capture the positives of a treatment beyond direct health benefits. To measure the true value of 
a new treatment NICE must demonstrate, through qualitative and quantitative research, that it recognises a treatment which makes 
somebody more independent and therefore less reliant on family or a carer. This may free up that person’s time to engage with the 
economy or in wider society and so we would expect this is factored into any appraisal of the value of a treatment. 

Parkinson’s UK Main = 
General -- 
Other = 

As Parkinson’s affects each person differently, it is extremely difficult to generalise rates of progression for the purpose of 
calculating absolute or proportional QALY gain or loss owing to the intervention of a treatment.  
 
Each person will have a completely difference experience of the condition and their Parkinson’s will progress at different rates.  
 
Symptoms vary greatly from person to person and can sometimes take years to progress to a point where they cause problems.  
 
Parkinson’s UK therefore warns NICE against becoming too tied to measuring the value of a new treatment through the use of 
QALYs alone and urges NICE to take into account a more individual qualitative approach. 

Beating Bowel 
Cancer 

Main = 
General -- 
Other = 

Beating Bowel Cancer’s vision is a world where bowel cancer is beaten. We have some way to go to achieve this. Bowel cancer is the 
UK's second biggest cancer killer and the fourth most common cancer. Just under 16,000 people die each year in the UK – that's a 
life every 32 minutes. Over 40,000 (40,695) people are diagnosed with bowel cancer each year - that's one every 13 minutes. 
 
However, we are making progress. Five-year survival rates for bowel cancer have doubled over the last 40 years. Alongside 
screening and earlier diagnosis, new treatments have played an important role in this progress, extending and improving lives. 
Advances in our understanding of bowel cancer offer the hope for further breakthroughs. 
 
Unfortunately scientific progress has often not translated into routine clinical practice. NICE has rejected a number of clinically-
effective treatments for bowel cancer. These decisions have meant that patients in the UK have been unable to gain access to 
treatments that are available in other countries. We are now seeing a situation where other health technology assessment bodies in 
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the UK are recommending treatments which NICE has rejected, suggesting that its decisions are increasingly out of step.  
 
The Cancer Drugs Fund has provided a welcome alternative route for patients to gain access to treatment but it cannot disguise the 
fact that the NICE process is increasingly inappropriate for bowel cancer. In 2013-14 over 5,000 bowel cancer patients received 
treatment through the Cancer Drugs Fund. This suggests that there is considerable clinical support for treatments that have been 
rejected by NICE. 
 
A system which does not reflect clinical perceptions of good quality care and which is significantly out of step with international 
practice is not sustainable.  
 
We are clear that cost-constraint has an important role to play in the NHS and every treatment – irrespective of cost or clinical 
benefit – should not be made available. However the system for determining availability must be credible and defensible. The 
primary determinant of access to treatment should be clinical need, irrespective of age, geographical location or ability to pay. 
Clinicians should have the freedom to prescribe on the basis of clear guidelines in which they have confidence. A system that has 
rejected the vast majority of clinically significant steps forward in the treatment of advanced bowel cancer does not meet these 
criteria. 
 
We therefore welcome plans to reform NICE’s processes but are concerned that the current VBA proposals will not produce a 
system that works for cancer. Without fundamental change, there is a risk that NICE’s processes become irrelevant for cancer, as 
their outcomes would so out of step with clinical sentiment and international practice as to lack credibility. 

Beating Bowel 
Cancer 

Main = 
General -- 
Other = 

We recognise the desire to produce definitive guidance as close to the point of licensing as possible and understand that this is in 
large part borne out of the frustration created by ‘NICE blight’ prior to the introduction of the Single Technology Assessment 
process. Nonetheless, it is clear that there are often significant uncertainties in the evidence available.  
 
We are concerned that appraisal committees have often adopted an overcautious attitude towards uncertainty, resulting in an 
assessment that understates the benefit delivered to patients by new treatments. Given the way in which appraisal committees 
operate, it is difficult to see how this ‘institutional over-caution’ could be addressed within the confines of the current system. 
Instead, we would support the piloting of a conditional approvals system, whereby a treatment is recommended for use on the NHS 
for a time-limited period and subject to the collection of information on areas of significant uncertainty identified by the committee. 

Beating Bowel 
Cancer 

Main = 
General -- 
Other = 

We question the validity of basing appraisals largely on the median survival. Patients rarely choose whether to proceed with 
treatment on the basis of median survival. Individuals rarely see themselves as an average. Feedback from patients suggests that 
attitude towards treatment is instead likely to be shaped by the likelihood that a treatment could either help them live to reach a 
particular landmark (a year, until next Christmas, until a wedding) or alternatively that they will see it is as mechanism to increase 
the likelihood that they will become eligible for a different form of treatment (in the case of bowel cancer, that liver metastases may 
become resectable). 
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Although we understand the importance of median survival in calculating QALYs and ICERs, we believe that an additional modifier 
should be introduced to enable greater flexibility for those treatments where the distribution of survival is greater and where a 
substantial portion of patients are likely to derive a clinical benefit significantly greater than the median. We believe this approach 
has two benefits: 
 
1. It provides recognition that a group of patients who are not identifiable before treatment starts will derive a significantly greater 
clinical benefit than recognised by median survival 
2. Patients at the other end of the survival distribution – those who will derive little or no benefit from the treatment – will not incur 
significant costs for the NHS, as their disease will rapidly progress and their treatment will therefore stop or change 

Cystic Fibrosis Trust Main = 
General -- 
Other = 

The Trust is concerned that no new data is being included in the process. Introducing new QALY-based values does not suggest that 
appraisals are taking a sufficiently holistic approach to assessing new technologies. Specifically, regarding WSI, it is not possible to 
suggest this is a realistic proxy for the impact on wider society. 

Cystic Fibrosis Trust Main = 
General -- 
Other = 

The Trust sees promise in NICE’s proposals but cannot support them pending the provision of more detail. 

Crohn’s and Colitis 
UK 

Main = 
General -- 
Other = 

Crohn’s and Colitis UK is concerned that the notion of a standardised ‘Burden of Illness’ measure for an entire patient population is 
incompatible with the accepted understanding of long-term, fluctuating conditions, and the approach to these conditions taken by 
the Department for Work and Pensions. A core principle for assessing disability and gaining access to financial support in cases 
where people are too unwell to work is that it ‘depends on how your condition affects you, not the condition itself’ 
(https://www.gov.uk/pip/overview). This notion of a condition that varies according to the individual is contrary to the concept of a 
standardised ‘Burden of Illness’ for each condition and could create confusion and concern to vulnerable people with a whole range 
of health conditions, including Crohn’s Disease and Ulcerative Colitis. 

Crohn’s and Colitis 
UK 

Main = 
General -- 
Other = 

As a member of Patients Involved in NICE (PIN), we support the response made to this consultation by PIN. Our comments above 
are in addition to this from the perspective of those with Inflammatory Bowel Disease, a fluctuating long-term condition which most 
commonly first presents in the teens and twenties, but is seeing increasing incidence in children and is also diagnosed for a 
significant proportion of people later in life. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
General -- 
Other = 

The landscape for B Cell malignancies (all of which are very highly skewed towards the older age groups) may be transformed in the 
near future by small molecule novel compounds replacing harsher chemotherapies unsuited to older patients with co-morbidities-a 
potentially large step forward. Such diseases as WM may be transformed into chronic conditions with a much lower burden of 
illness but with long term costs. They are likely to be expensive. It would be totally inequitable if such novel treatments were 
unavailable for age related/ societal benefit reasons. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
General -- 
Other = 

WM is a reasonably are disease (8/million/pa) which as had traditionally to accept treatment similar to other malignancies such as 
CLL /Follicular/Mantle Cell Lymphoma using ‘hand-me down’ therapies, off label/orphan drug /Cancer Drug Fund use which makes it 
very vulnerable to financial constraints. It is also lacking good trials data from manufacturers for NICE because of lack of financial 
incentives. We ask NICE to consider how medicines affecting such diseases that fall between stools be treated in the proposed new 
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appraisal landscape. 

WMUK 
(Waldenström’s 
Macroglobulinemia 
UK) 

Main = 
General -- 
Other = 

We thank NICE for being able to contribute to the consultation, and we were impressed by the clarity of the consultation meeting. 
We look forward to be kept informed and are keen to contribute where appropriate. 

Cancer 
Campaigning 
Group (CCG) 

Main = 
General -- 
Other = 

As a coalition of charities who represent people affected by cancer, we have been particularly concerned that there has not been 
enough consultation with patients as part of the development of these proposals. As such we have a general concern that the plans 
set out here to do not reflect the priorities of patients. We would strongly urge NICE to make greater efforts to involve patients in 
the development of further proposals or future consultations around value based assessments. 

Cancer 
Campaigning 
Group (CCG) 

Main = 
General -- 
Other = 

The CCG would generally like the proposals from NICE to allow appraisal committees to use greater flexibility in the assessment of 
treatments, and reduce barriers to positive appraisals for new treatments. Current measures which are used to assess cost per QALY 
are highly complex and lead to great degrees of uncertainty. Ultimately we are concerned that value based assessment as it is 
currently proposed will not resolve issues with access to many new innovative treatments, and for some treatment areas, including 
cancer, could in fact make this situation worse. 

Breakthrough 
Breast Cancer 

Main = 
General -- 
Other = 

Breakthrough Breast Cancer is dedicated to improving and saving lives through breast cancer prevention, early diagnosis, more 
targeted treatments and better services for everyone affected by breast cancer. We welcome the opportunity to respond to NICE’s 
proposals for the implementation of value based assessment. 
 
The coalition government promised that they would reform NICE and implement a system of value based pricing to ensure that 
patients could get the medicines that their doctors thought they needed. This was an acknowledgement from the Government that 
NICE’s current system is no longer fit for purpose and did not allow new, innovative but very expensive drugs to be approved for use 
on the NHS. Value based pricing was introduced as a way to allow NICE to approve more drugs while still ensuring that the drugs 
provided value for money for the NHS and protecting the British pharmaceutical industry. 
 
However, the terms of reference given to NICE in June 2013 were incredibly disappointing and worrying to the cancer community. 
We believe that these proposals for value based assessment represent the best outcome given the terms of reference given to NICE 
by the Department of Health. However, these proposals will not allow more medicines to be approved for use on the NHS and do 
not future-proof NICE’s systems to be able to cope with the increasing prices of drugs. 
 
It is clear that NICE is aware of this. When NICE was forced to reject the ground-breaking breast cancer medicine trastuzumab 
emtansine (Kadcyla) earlier this year, the press release from NICE focused on the price of the drug and accepted that there was no 
circumstance in which they would be able to approve such an expensive drug.  
 
The Pharmaceutical Price Regulation Scheme (PPRS) limits growth in the branded drugs budget over the next five years. No matter 
how many branded drugs are prescribed on the NHS over the next five years, the cost to the NHS remains the same with any 
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overspend being reimbursed by the pharmaceutical industry. This agreement gives NICE and the Government breathing space on 
this issue. We would therefore suggest that NICE abandons value based assessment, accepting that it will not allow more drugs to 
be made available to the people who need them. NICE, the Government and the pharmaceutical industry should instead use the five 
years afforded to them by the PPRS to negotiate a system that will work for patients. If value based assessment is implemented in 
its current guise, the Government has failed on its promise and we will continue in a world where cancer patients in England cannot 
routinely access the treatments that their doctors think they need. 

The Patients 
Association 

Main = 
General -- 
Other = 

We are concerned that the current value based assessment proposals represent a missed opportunity to improve the NICE process, 
failing to address some of the issues that have delayed or prevented access to clinically effective treatments that are readily 
available in other countries. We support the importance of having robust health technology assessment processes, but believe the 
same should reflect the realities of modern treatments, including that evidence may well be immature at the point of assessment 
and that the expertise of patients and clinicians should have parity with that of health economics. 

The Patients 
Association 

Main = 
General -- 
Other = 

On a general note we would like to highlight that a person’s quality of life is dependent on the medical treatments available but 
additionally on the support available in the community to ensure that the benefits are long term. In our experience we find that 
patients receive best clinical care in hospitals however due to lack of follow up support in the community tend to continue to be 
dependent on the society. A typical example would be the stroke patients who have been known to struggle accessing 
physiotherapy beyond certain weeks post discharge from the hospital and have been readmitted to hospital as a consequence or 
have had to seek help from the GPs to maintain a reasonable quality of life. Similarly delays in accessing the adaptive equipment 
prevent them to regain their independence and contribute to the society. It is vital that all agencies work together and the benefits 
of new technologies include clinical and non-clinical support to improve the quality of life and reduce impact/burden on society in a 
true sense. 

Royal College of 
Physicians (RCP) 

Main = 
General -- 
Other = 

We are concerned with these proposals for the following reasons: 
 
1. Lack of justification/evidence for wider social impact and burden of illness weighting (see our responses to Q1 & Q2) 
2. The threshold is too high for NICE to promote efficiency (Q3) 
3. There will be less transparency and consistency in NICE’s decisions (Q5) 
Furthermore the extra work that will be required by guidance developers and those writing submissions is not justified (see 
comment below). 
 
We would prefer that wider social benefits and burden of illness weighting are not introduced at this time. At some point in the 
future there might be stronger evidence for social preferences that would allow value based assessment to be introduced in a 
transparent and meaningful way. 

Royal College of 
Physicians (RCP) 

Main = 
General -- 
Other = 

This paper discusses methods for NICE’s technology appraisals (TAs). However, since these proposals are around social values it 
seems inevitable that they will eventually be applied to other types of NICE guidance including Clinical Guidelines (CG), to ensure 
consistency. CGs already use the reference case outlined in the Guide to the Methods of Technology Appraisal when considering 
cost effectiveness.  
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There are at least three reasons why application of these proposals might be even more problematic for CGs than they are for Tas.  
 
• The first is a practical one. Since CGs cover a whole disease pathway, guideline developers would have to measure QALY shortfall 
at many different decision points and for decision subgroups. This would be required not just for those questions that are being 
modelled but also for all other questions where cost-effectiveness is relevant. This would be time consuming. 
• We have noted above that the proposals will effectively set the cost-effectiveness threshold too high and that NICE’s TA 
programme will approve some drugs that are not affordable for the NHS. If applied by the CG programme then this will lead to 
inefficient use of staff time, procedures and other clinical practices in addition to inefficient use of drugs and technologies. 
• In NICE’s unified Guidelines Manual, which is also out for consultation, there is no longer a requirement for health economists or 
other technical staff to be on Guideline Development Groups (GDGs). Therefore the majority of GDG members will have a vested 
clinical or patient interest in the topic area. They will have an incentive to over-estimate the burden of illness weighting for their 
guideline topic. 

British Medical 
Association 

Main = 
General -- 
Other = 

We are not convinced that there is much wrong with the existing approach, as the new proposals will require consideration of 
different measures (burden of life, and wider societal impact) but there is no indication how these will be aggregated to make a 
decision. It is difficult to determine what weights to apply as different parties will have very different views therefore, we believe, 
the current appraisal committee approach is probably the safest way. 

Royal 
Pharmaceutical 
Society 

Main = 
General -- 
Other = 

The RPS is committed to ensuring that patients get the best possible outcomes form their medicines. We support the concept of 
ensuring value for money for the investment the NHS makes in medicines. We found the document confusing and it lacked 
transparency for consultation by the public because of the use of specific terms that required expertise in health economics and 
jargon that was not defined. 

Royal 
Pharmaceutical 
Society 

Main = 
General -- 
Other = 

We understand that Value Based Assessment (VBA) is a complex issue but we do not feel that this complexity has been adequately 
addressed by the proposed methodology. One of the major factors that the methodology appears to ignore is that of displacement 
of health benefits elsewhere in the system as the NHS only has a finite resource. Therefore, if a technology appraisal has a positive 
outcome and a treatment / technology is approved then the investment that is made in the agreed area means that there is a 
disinvestment / displacement elsewhere in the system. This is not taken into consideration in the proposed methodology, which 
would effectively increase the chance of more medicines being approved because of an increase in the threshold for cost-
effectiveness. 

Royal 
Pharmaceutical 
Society 

Main = 
General -- 
Other = 

The weighting to be attributed to BoI does not appear to be evidence based. 

Royal College of 
Paediatrics and 
Child Health 

Main = 
General -- 
Other = 

The document appears to totally ignore children as requiring any separate consideration. There for instance is no comment on 
school absence compromised education, exam and therefore career attainment. QALY’s are based on models from adult practice 
and are not appropriate for children particularly with chronic conditions. 

Royal College of Main = In addition to the comments made on some of the consultation questions, we would also flag up the RCN's wider position to the 
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Nursing General -- 

Other = 
QALY and value based pricing.  
 
The RCN responded to the consultation on Value Based Pricing in 2011 and our key position on it would generally apply to this 
consultation. http://www.rcn.org.uk/__data/assets/pdf_file/0018/368100/Value_based_pricing_consultation_response.pdf 

Royal College of 
Nursing 

Main = 
General -- 
Other = 

The RCN understands that no country in the world has successfully implemented a value-based pricing system. We are, therefore, 
concerned that the proposed method may result in a more complicated and less productive system than the one currently in place. 

Royal College of 
Nursing 

Main = 
General -- 
Other = 

It is possible that a value-based pricing system could present regulators and pharmaceutical manufacturers with significant hurdles 
to establishing what constitutes value.  
 
The UK is one of the few markets to have a free pricing system. Drug companies would no longer be able to use the country (UK) as 
a high price point for reference in other markets, which could have perceived negative consequences for manufacturers. 
 
Value-based pricing and the proposed approach to value based assessment is complex and although seemingly sensible on first 
view, may potentially result in misleading, misunderstood or other controversial decisions. 

Royal College of 
Nursing 

Main = 
General -- 
Other = 

The RCN would like clarity on whether the proposed value based assessment approach for new medicines will cost the NHS more as 
was implied in the impact assessment for the value based pricing consultation.  
 
We also remain unconvinced that a value based pricing system would drive innovation and incentivise research through the 
payment of a premium. 

Royal College of 
Nursing 

Main = 
General -- 
Other = 

The RCN acknowledges that NICE does an important and sometimes unpopular job in fairly difficult circumstances, and is a widely 
respected organisation within the UK. Healthcare funding for medicines in England, as in other countries, is inevitably constrained 
by more pressing Government spending priorities. Demand has always been greater than available resources and priorities have to 
be determined fairly and transparently.  
 
NICE has demonstrated the ability to often respond positively to critical comments directed at the organisation and to adapt to new 
challenges. The NICE QALY method was developed over time and has been responsive to a range of concerns received. 

Royal College of 
Nursing 

Main = 
General -- 
Other = 

Impact of medicine on long term conditions that are more prevalent amongst people from specific minority ethnic communities 
could be a candidate for weighting criteria 

Royal College of 
Nursing 

Main = 
General -- 
Other = 

The concept of wider social benefit would be improved by a more sophisticated view of “production”. At present it would appear to 
disadvantage those who do not engage in production of activities which are measured in terms of work. For a good number of older 
people, wider social benefit might be considered in terms of less tangible “outputs”, wisdom, mentorship, art, music etc. There is 
concern that the current measure might disadvantage a significant number of people. 

The British In Vitro Main = BIVDA, representing the in-vitro diagnostic industry, support a value based approach to NICE technology appraisals and efforts to 
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Diagnostics 
Association 

General -- 
Other = 

improving consistency, predictability and transparency in the judgements of NICE committees. BIVDA welcomes the steps that NICE 
has taken over the past few years to improve assessments and evaluations for diagnostics. The programmes in particular, which 
have recognised the status of diagnostics, include the Medical Technologies Evaluation Programme (MTEP) and the Diagnostics 
Assessment Programme (DAP). Additionally, the Nice Implementation Collaborative is proving to be a fruitful collaborative.  
 
We recognise that the current consultation affects the methods for technology appraisal only and the majority of in-vitro 
diagnostics (IVDs) will be assessed in the NICE DAP. However, we see it likely that the methods under consultation, if implemented, 
will be applied to diagnostics in the future for the consistency of decision making across technologies. We therefore comment on 
the proposal from the perspective of its suitability to value IVDs in the NHS. 
IVDs bring extensive value to healthcare that may often not be recognised because IVDs impact patients indirectly through the 
information they provide to guide treatment and management decisions as part of a care pathway. It can be problematic to capture 
the value of information to patients, carers and health care professionals in Quality Adjusted Life Years (QALYs) and estimates of 
QALYs or incremental cost-effectiveness (ICER) for IVDs can come with greater uncertainty.  
 
BIVDA acknowledges that NICE are trying to extend the methods for assessing health technologies by the inclusion of the ‘burden of 
illness’ and ‘wider societal benefit’ as part of NICE calculations and methods for technology appraisals. However, the current 
proposal does not seem to address significant issues with valuing IVDs. If implemented as proposed, application to the valuation of 
diagnostics (IVDs) would unlikely improve consistency, predictability and transparency of IVD assessments. 

Cancer Research 
UK 

Main = 
General -- 
Other = 

Cancer Research UK position 
 
• Cancer Research UK believes that all cancer patients should be able to access the best, evidence-based treatments that are 
available for their condition. 
 
There is overwhelming evidence of patient and clinician demand for more options to help treat people with cancer. 
 
A number of oncology drugs have failed to receive a positive NICE recommendation since its establishment in 2000 – NICE’s calculus 
suggests that around 32% of appraisals for cancer drugs have produced a negative recommendation, and that this trend has 
increased in recent years. We believe that the quality of new treatment options is paramount, and that NICE must be focused on 
ensuring that the best treatments are made available ahead of simply increasing treatment options. Nevertheless, the knowledge 
that individual patient’s respond very differently to different treatment options means that increasing the range of options is also a 
desirable outcome. However, the methods used to judge the best treatments must be intellectually robust and defensible to 
clinicians, patients, the public and policy makers. 
 
• NICE processes must be flexible enough to give appropriate consideration to complex diseases. 
 
Treatments for complex diseases such as cancer are recognised as facing increased difficulties within NICE technology appraisals, 
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often because data on clinical and cost-effectiveness may be less well developed or more uncertain than better-understood disease 
areas. 
 
• The opportunity to move towards creating a long-term framework may have been missed. 
 
The current Government committed to introducing value-based pricing and reforming NICE in 2010. The broader implication of this 
was that current structures for the pricing and setting of clinical access policy for high-cost treatments are not effectively supporting 
access to drugs that clinicians and patients believe are valuable - or that their ability to do this is in question. The current 
consultation may not fully address this debate. 
 
• NICE should work to better articulate the benefits of the value-based assessment proposals in their current form, as the measures 
chosen for Burden of Illness and Wider Societal Impact are difficult to recognise as proxies for these two concepts. 
 
The new Burden of Illness and Wider Societal Impact modifiers do not appear to be measured in a way which genuinely takes these 
concepts into account and the latter may be unfairly weighted towards average patient age. While both concepts are 
understandably difficult to capture through a quantitative approach, we are not confident that the QALY shortfall approach 
illustrated in the proposals act as appropriate proxies for these. The QALY methodology captures patient preferences, so the 
proposed calculus still does not capture much beyond the benefit to individual patients. 
 
• The added implication of ageism brought about by the Wider Societal Impact modifier – which is not a concern in the current NICE 
process – is unwelcome. NICE must provide further information on how the guidance it provides will ensure older groups of patients 
are not unfairly disadvantaged by the system. 
 
This could include further modelling, beyond the experimental data published alongside the consultation, once it has been 
determined how the Committees will use the modifier. There has been considerable public attention on this element of the 
proposals since they were published. 
 
Increasing numbers of people in the UK are living longer than ever before, and making active contributions to society in later life. 
Many cancers occur primarily in later life, and we would want all patients to have appropriate access to treatments to help them to 
fight the disease. There is already evidence to suggest that elderly cancer patients have disproportionately lower cancer survival 
rates in the UK compared with other countries. 
 
• NICE should work to clarify the impact the proposed changes will have on access to treatments. 
 
Modifiers used by NICE have always allowed for discretionary flexibility to the basic process, so it is difficult to see how the addition 
of new modifiers (and removal of the end of life modifier) would have a practical impact. Clarity around this is essential to ensure 
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that the NICE process is transparent – particularly to decision-making committees - and that the implications for conditions where 
the average patient tends to be older can be considered. 
 
• We believe that a long-term, robust framework is needed to ensure that patients can access the drugs that would benefit them. 
 
This includes proportionate mechanisms to consider the clinical and cost-effectiveness of all forms of treatment, as well as better 
national mechanisms to monitor (1) what treatments patients are accessing in the NHS; and (2) what impact these treatments are 
having on outcomes, so that this understanding can support accepted guidance or trigger a review. 
 
• The Government should initiate a wider discussion of improving policies around access to drugs, including individual funding 
requests, the prevalence of off-label prescribing, and the Cancer Drugs Fund. 
 
There is also a clear need to better understand cost-effectiveness of care across pathways – in cancer this means reflecting the value 
of diagnostics, imaging, supportive medicines, and other curative treatments such as surgery and radiotherapy. Further priority 
should be given by the Government and NHS England to analysis of patient outcomes from use of the Cancer Drugs Fund. 
A cohesive policy framework would be preferable to one that is fragmented through multiple groups, including local decision 
makers, NICE and NHS England through the CRG structures and Cancer Drugs Fund panel, determining clinical access policies around 
cancer drugs. The above discussion would involve these stakeholders as well as counterparts in Wales and Northern Ireland, where 
the public is also affected by NICE guidance. 
 
The Cancer Drugs Fund (CDF) was established in 2011 in England in part to respond to this, and the broader issue that patients in 
the UK were shown to have worse access to cancer treatments than in comparable nations across the world. The CDF is guaranteed 
until the end of March 2016, and sits separately from NICE technology appraisals and the Individual Funding Request process. To 
date, there has been no published evaluation of the overall incremental clinical benefit provided by drugs funded through the CDF. 

ScHARR Main = 3 -- 
Other = 

It is noted that the ability for VBA to deliver the maximum amount of benefits to the NHS is limited by the agreement between the 
Government and industry to keep the baseline cost-effectiveness threshold at the current levels. The best empirical evidence is that 
the true threshold is below this level. NICE should take this into account when deciding upon the weighting for absolute and 
proportional shortfall; not doing so will produce even greater inefficiencies. This is analogous to the economic theory of second 
best. However, there is no recognition of this within the document. 

Office of Health 
Economics 

Main = 3 -- 
Other = 

Following on from our answer to question 3, NICE is no doubt aware of the debate around the validity of £20,000 per QALY as the 
base point of the threshold range. Barnsley et al. (2013) is a critique of the CHE Research Paper “Methods for the Estimation of the 
NICE Cost Effectiveness Threshold”, an econometric analysis of Primary Care Trust (PCT) spending by Programme Budget Category 
(PBC), which estimated the threshold to be less than the current £20,000-£30,000 range. Barnsley and colleagues found that the 
work involved a large number of assumptions and concluded that this type of approach requires further research and better quality 
data to arrive at a reliable estimate of the threshold. 
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A second approach to estimating the “true” opportunity cost of NICE decisions (as reflected by the cost per QALY threshold) involves 
and communication with NHS decision makers and observation of their prioritisation decisions. In Karlsberg Schaffer et al. (2013), 
the authors found, through semi-structured interviews with Finance Directors in NHS Scotland, that cost-effectiveness evidence was 
very rarely used as part of the decision making process. In practice, there appears to be a mismatch between the objectives of HTA 
bodies and the NHS, suggesting that the cost per QALY threshold has little significance in practice. Similarly, Karlsberg Schaffer et al. 
(2014) investigated how decision makers at Local Health Boards in NHS Wales behaved when they were forced to find additional 
resources to fund new technologies recommended by NICE. They found that disinvestment took place very rarely and could not be 
linked to individual NICE Tas. In addition, the authors found that the majority of extra funds were found by making efficiency 
savings, making the opportunity cost of NICE recommendations difficult to quantify. 
 
Given that there is a clause in the Pharmaceutical Price Regulation Scheme (PPRS) agreement stating that the basic cost-
effectiveness threshold used by NICE will be retained at a level consistent with the current range and not changed for the duration 
of the scheme, there is an opportunity to undertake research during this period to consider these issues. 
 
References: 
 
Barnsley, P., Towse, A., Karlsberg Schaffer, S., and Sussex, J., (2013) Critique of CHE Research Paper 81: Methods for the Estimation 
of the NICE Cost Effectiveness Threshold. Occasional Paper 13/7. London: Office of Health Economics. 
 
Karlsberg Schaffer, S., Sussex, J., Devlin, N. and Walker, A., (2013). Searching for Cost-effectiveness Thresholds in NHS Scotland. 
Research Paper 13/7. London: Office of Health Economics. 
 
Karlsberg Schaffer, S., Sussex, J., Hughes, D. and Devlin, N., (2014). Opportunity Costs of Implementing NICE Decisions in NHS Wales. 
Research Paper 14/2. London: Office of Health Economics. 

Lay Member - 
Committee D 

Main = 3 -- 
Other = 

"the Government has agreed with industry that the baseline cost effectiveness threshold should be kept at a level consistent with 
the current range (£20,000 per QALY up to £30,000 per QALY subject to the application" 
 
Changes proposed seem to conflict with this objective by systematically giving additional weight to future applications. On average, 
the drugs assessed will have a significant positive weighting (up to 2.5) according to burden of illness and wider societal impact, 
thereby effectively lowering the bar so that on average more drugs are approved than were previously. 

Office of Health 
Economics 

Main = 4 -- 
Other = 3 

If the modifiers are intended to account for additional benefits that are not captured by QALYs alone, including certainty of the ICER 
with these modifiers does not serve this purpose and should be considered separately from the others. 

Mission and Public 
Affairs Council of 
the Church of 

Main = 5 -- 
Other = 

2. The consultation document (paragraph 5) states: The methods we use are carefully developed and open to scrutiny by the public 
(including patients and patients’ groups) clinicians, economists and academics, industry, and other interested groups, both to ensure 
they are fit for purpose and to engender trust in the way NICE works. For scrutiny to be facilitated, particularly for patients and 
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England patients’ groups, it is essential that information is provided in an accessible manner. Explanations of some of the methods proposed 

to conduct value based assessment fail to meet this requirement (see 4 below).  
 
4. We agree that QALYs are useful for measuring ‘burden of illness’, although they provide statistical averages and cannot be used 
with certainty with regard to any given individual. The distinction made between proportional and absolute QALY-shortfall in 
paragraphs 12-14 and later in paragraphs 19-20 is difficult to follow and ought to be clarified in any guidance produced. 

Ethical Medicines 
Industry Group 

Main = 8 -- 
Other = 
General 

Innovation – EMIG acknowledges that the innovative nature of a product is one of the modifiers to the QALY. However, it is 
important to provide more detail on how this modifier may manifest in the decision making process of an appraisal committee. 
Currently, only ‘breakthrough innovation’ plays a significant role in AC decisions, but the following definitions may help NICE to 
consider how to expand this:  
 
Examples of Innovation: 
 
- New therapy area 
- Incremental innovation 
- HIV or antibiotics 
- Cinderella areas where no new innovation has taken place for many years and existing therapies are generic. There is currently 
little incentive for manufacturers to invest in research since the launch price will be compared to a very low generic price. 
Additionally, antibiotic courses tend to be short and HCPs are discouraged from prescribing them. However, it is widely 
acknowledged that there is a serious shortage of antibiotic research and, consequently, there are risks to humanity in the future. 
This is where the ‘innovation’ modifier could be employed to stimulate research as well as reward the result. 

Lay Member - 
Committee D 

Main = 8 -- 
Other = 

"whether the assessment of change in health-related quality of life has been captured appropriately;" 
 
In my brief experience as a lay member of committee D, I have looked for a discussion of this at meetings, or within the briefing 
papers that we receive, but so far (according to my recollection) this very important point has not been considered. 
 
"aspects that relate to non-health objectives of the NHS (such as making better use of NHS resources)." 
 
Ditto 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 9 -- 
Other = 
first line of 
page 4 

ratio, not ration 

ScHARR Main = 10 -
- Other = 39 

The weighting of benefits using the multiplier of 2.5 is totally without an evidence base; it exists, but its derivation is extremely 
dubious. Suggesting that it appeared from a pseudo-deliberative process is potentially misleading; an alternative interpretation 
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could be that it is post-hoc rationalisation of the sunitinib decision in the face of public/political pressure. The multiplier should be 
evidence based. 

ScHARR Main = 11 -
- Other = 37 

The figure on Page 5 fails to recognise that appropriate issues should be considered under £20K, as too does the figure on Page 13. 
The figures suggest some ordering within the factors, which is misleading. 

Phd Candidate at 
Leeds University 
IDEA CETL 

Main = 12 -
- Other = 13 

The burden of illness criterion would be an extremely poor replacement for the current end of life criterion. The end of life criterion, 
crude as it is, goes some way to capturing the public's sense that for patients who suddenly learn they have very little life 
expectancy, but for whom a treatment can add a few months, those few months are extremely valuable. We'd all want a chance to 
sort out our affairs in that situation and get used to the idea of dying. But the burden of illness criterion does not reflect this public 
concern, since it will give impact on quality of life as much weight as impact on life expectancy. If so, it would miss the point. 
 
Specifically, suppose a 30-year old patient is told that they're about to die, such that they've lost 100% of their life expectancy. 
Public opinion research would show that a treatment adding six months life expectancy would be very highly valued in those 
circumstances, for the reasons given above. This even though the added months would probably only represent about 1% of the 
patient's lost life expectancy. But now suppose the same patient is told that they're about to lose 100% of their quality of life, ie 
disability or pain will make their life hardly worth living. The public would place nothing like the same value on a treatment adding 
back 1% of that lost quality of life. I question whether a treatment with such a small impact would even be valued above the normal 
ICER threshold of £20k-£30k. 
 
So the effect of imposing the criterion based on burden of illness will be that many thousands of extra patients are treated at a high 
cost per QALY without public support for that exceptional cost per QALY. 

Phd Candidate at 
Leeds University 
IDEA CETL 

Main = 12 -
- Other = 13 

Burden of illness also wrongly puts all the weight on the effect of the illness, and is not nuanced enough with respect to the benefits 
of treatment. Specifically, public opinion would show that only the initial period of extra life expectancy given by a treatment has an 
extremely high value. For example, contrast two treatments for a 20 year old patient who is told that they're about to die. The first 
treatment can add another year. The public would vaue that extra year highly. The second treatment could give that same patient 
an extra 60 years. The public would not attach the same very high value to all those 60 years, because after the first year or two, the 
added years would not have the same value of giving the patient a chance to sort out their affairs and get used to the idea of dying.  
 
Thus again, if a patient's high burden of illness leads to a higher ICER threshold for *all* the extra QALYs that patient can derive from 
a treatment, this will mean that a lot of extra treatments are funded without public support. 

ScHARR Main = 12 -
- Other = 

If absolute shortfall is not used as the proxy for wider societal impact it should be used as the measure of burden of illness as it is a 
more appropriate measure of burden of illness. 
 
For example, if proportional shortfall was used then using the UK life table for males for 2010-2012 (ONS), the implication is that the 
following groups have the same burden of illness (namely, 68%): 
• 93 year-olds with 1 year left to live, as opposed to 3 years (note: absolute shortfall of 2 years) 
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• 69 year-olds with 5 years left to live, as opposed to 15 years (note: absolute shortfall of 10 years) 
• 50 year-olds with 10 years left to live, as opposed to 31 years (note: absolute shortfall of 21 years) 
• Newborns with 25 years left to live, as opposed to 79 years (note: absolute shortfall of 54 years) 
 
This has little face validity and highlights that the consequences of proportional shortfall are not desirable. It may be possible to use 
absolute and proportional shortfall together as a measure of burden of illness as a way of mitigating the perverse effects shown 
directly above, but maintaining some ‘end of life’ weighting. However, the validity of this remains untested, see point above. 

Association of 
British Healthcare 
Industries 

Main = 12 -
- Other = 

We believe that this proposal is generally a positive and fairer distribution of QALY, across the scale rather than just at end of life. 

Japan 
Pharmaceutical 
Manufacturers 
Association 

Main = 12 -
- Other = 

To show how pharmaceutical companies should practically measure and incorporate the value of BOI or proportional QALY shortfall 
when they conduct economic evaluations. 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 12 -
- Other = 

3. We agree that it is important that decision-making is transparent and that agreed criteria are systematically applied (paragraph 
12); adding the concept of ‘burden of illness’ to current practice is helpful in this regard. 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 12 -
- Other = 
12-14 & 19-
20 

4. We agree that QALYs are useful for measuring ‘burden of illness’, although they provide statistical averages and cannot be used 
with certainty with regard to any given individual. The distinction made between proportional and absolute QALY-shortfall in 
paragraphs 12-14 and later in paragraphs 19-20 is difficult to follow and ought to be clarified in any guidance produced. 

NICE/Stockport 
NHS Foundation 
Trust 

Main = 12 -
- Other = 

Whilst I applaud the attempt to standardise Committee procedures and remove the current separate consideration of “End of Life” 
issues my personal preference would be for an “absolute” rather than “proportionate” QALY loss approach. This is however, only a 
personal view and as a Committee member I would seek to uphold the view of society on this issue which I would urge should be 
secured via public opinion survey. 

Beating Bowel 
Cancer 

Main = 13 -
- Other = 10 

We strongly oppose the removal of the end of life criteria. It is worth noting that the end of life criteria were introduced in 
recognition of the fact that society places particular value on supporting people near the end of their life. We are unaware of any 
evidence to suggest that this preference has changed. 
 
Although the end of life criteria have yet to result in the recommendation of a bowel cancer treatment, they have resulted in the 
approval of a significant number of cancer drugs that would otherwise have been rejected. NICE has yet to provide any reassurance 
that the new system would provide a comparable level of access, let alone deliver an improvement, for cancer patients. 
 
Far from removing the end of life criteria, we believe that they should be widened: 
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• Changing the definition of ‘end of life’ to reflect the fact that patients with metastatic cancer can live for longer than 24 months;  
• Amending the definition of significant clinical benefit to reflect the fact that patients value the likelihood of reaching a survival 
landmark more than they do median survival data 
• Removing the small patient population criterion which is difficult to measure and ignores the fact that modern cancer treatments 
are often used in many different indications, all of which will incur different development costs 
 
On the latter suggestion, it is important to note that all the bowel cancer treatments available on the Cancer Drugs Fund combined 
would still meet the small patient population criterion according to 2013/14 usage statistics published by NHS England. Therefore 
removing the criterion would make the task of appraisal committees simpler but would be unlikely to result in significant additional 
costs to the NHS. 
 
It is worth noting that the Scottish Medicines Consortium is proposing a new approach which offers greater recognition of the 
particular challenges faced in appraising treatments used near the end of life at the time when NICE is minded to move away from 
this. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 14 -
- Other = 

An individual’s capacity to engage with society may not adequately be captured by quality of life measures. Broader direct 
preference based measures may be required to fully capture these values. 

ScHARR Main = 14 -
- Other = 
19, 26-30 

Related to the point above, absolute shortfall is being used as a proxy for wider societal impact but there is no evidence that this is 
appropriate. For example, the two do not necessarily have the same relationship across the age of the patient, and therefore 
absolute shortfall is not an appropriate proxy. Furthermore there is no evidence that if both absolute and relative shortfall are to be 
used together that the two are independent. If the two are not independent, there is a risk of double counting and giving a patient 
group an inappropriately higher threshold. Even if the two measures are independent, societal preferences for these might not be, 
and this means that simply adding the impact of both absolute and proportional shortfall is inappropriate. There is a lack of 
evidence on the relationship between absolute and proportional shortfall both in terms of their measurement and their valuation. 

ScHARR Main = 14 -
- Other = 
19, 27, 28 

The definition of absolute shortfall is not clear or consistent through the document and needs to be clarified.  
 
The reference against which the shortfall is calculated is referred to as: 
a) Not having the condition (para 14) 
b) Healthy people (para 19) 
c) Not having the illness (para 27) 
d) With the condition (para 28) 
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In addition the terms absolute shortfall and societal shortfall are also used at different points in the document. 
 
Furthermore the DH EEPRU research defined absolute shortfall with respect to having the condition and receiving current 
treatment, but the consultation document makes no reference to current treatment. 
 
Our preferred definition is QALY shortfall with the condition and existing treatment compared to the general population. We believe 
the general population are the better comparator group, because this can be generated empirically and is not impacted upon by the 
prevalence of the condition. 

Japan 
Pharmaceutical 
Manufacturers 
Association 

Main = 14 -
- Other = 

To show how pharmaceutical companies should practically measure and incorporate the value of WSI or absolute shortfall when 
they conduct economic evaluations. 

Lay Member - 
Committee D 

Main = 14 -
- Other = 5 

"These proposals have been developed taking into account the need to ensure consistency, predictability and transparency in the 
value-judgements applied by the independent Appraisal Committees when they consider the clinical and cost effectiveness of health 
technologies" 
 
Unfortunately I do not think that these proposals will enable the committees to meet these important aims because: 
- a factor of between 1 and 2.5 will introduce considerable variation between appraisals by a single committee, and of decisions 
across committees. 
- It will be extremely difficult for the committees to know what waiting to apply, and I think certainly that committee D will struggle 
with this thus decisions are likely to become less predictable. 

NICE/Stockport 
NHS Foundation 
Trust 

Main = 14 -
- Other = 

I welcome the opportunity for “societal impact” to be considered in the TA appraisal. I am however concerned that this should be 
developed beyond the sole consideration of economic factors and include wider aspects of human capital contribution to society. 

British Medical 
Association 

Main = 14 -
- Other = 

The section on wider societal impact is confusing; “wider societal impact" is a meaningless phrase, since by definition the impact of 
a high earner being affected by a condition is more than a pensioner. 

Royal College of 
Paediatrics and 
Child Health 

Main = 14 -
- Other = 

Wider societal impact for children involves the extended family, nursery, school etc. 

ScHARR Main = 15 -
- Other = 
37, 39 

The consultation document does not explicitly state that the consideration of absolute and proportional shortfall can be used as a 
criterion for ‘saying no’ below £20K. This may be acceptable if all the patient populations that NICE considers are sufficiently ‘severe’ 
that absolute and proportional shortfall will always exceed the ‘average severity’ embodied within the £20K threshold. However, 
there are several problems with this. First, whilst this may be the case for Technology Appraisals, this is unlikely to be the case for 
the Diagnostics and Guideline programmes. Second, the best available empirical evidence is that the threshold is below £20K, 
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therefore in the presence of the industry/DH agreement to maintain the £20K threshold, an amended decision rule relating to 
shortfall should be adopted in order to maximise efficiency. One way in which this can be operationalised is to use low values of 
absolute and proportional shortfall as criteria to adopt a threshold below the baseline figure of £20K. If this falls foul of the 
agreement – which is difficult to gauge – it may be appropriate to apply weightings only to combinations of absolute and 
proportional shortfall that are well beyond those normally seen by the NICE TA programme. 

Ethical Medicines 
Industry Group 

Main = 15 -
- Other = 
21-24, 25-
28 

Calculation of BOI and WSI where subgroups may be considered introduces significant additional burden on the manufacturer or 
sponsor. Indeed such data may not exist or be accessible at short notice to sufficiently support calculations for subgroup analyses. 
 
NICE and the manufacturer / sponsor should take the opportunity for early dialogue at the scoping and decision problem stages of 
the process, to explore which of the modifiers may be viewed as more important or relevant in the particular circumstances of an 
appraisal. 

UCB Pharma Ltd Main = 15 -
- Other = 43 

“…Appraisal Committees is able to take …” :  
 
UCB suggests that ‘is able’ be replaced by more prescriptive wording such as ‘should integrate’ to ensure the inclusion of the 
modifiers in the deliberative process. 

Bayer Main = 15 -
- Other = 39 

Collation of individual modifiers 
 
We believe that innovation, benefits not captured by the QALY, and contribution to other factors of interest in current NHS policy 
should be in addition to the maximum weighting for burden of illness and societal benefit and the £50,000 threshold. 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 16 -
- Other = 39 
& figure on 
p13 

• It is unclear in the proposal if the threshold will increase when decision modifiers are applied or if QALYs will be weighted in ICER 
calculations to modify ICERs such that they decrease versus the existing threshold range. Whilst the net effect is the same, there is 
ambiguity on this point in the consultation document. Our recommendation would be to agree the weighted threshold for each 
appraisal on a case by case basis and clearly document this in the draft and final guidance. 

Lay Member - 
Committee D 

Main = 16 -
- Other = 

"we propose setting a maximum cumulative weight of 2.5 in circumstances where all modifiers apply. This is the maximum that has 
been considered acceptable by the Appraisal Committees during the fifteen years the Technology Appraisal Programme has been 
running." 
 
This is not a convincing justification for using 2.5 in this particular case, given that these are two new and completely different 
modifiers. 

Novartis 
Pharmaceuticals 
UK Ltd 

Main = 18 -
- Other = 
19, 20 

• It is not clearly stated if discounted or undiscounted QALYs will be used in the calculations of proportional and absolute shortfall. 
The worked examples provided in the consultation documents use undiscounted QALYs which we agree is the more appropriate 
approach. 

ScHARR Main = 19 -
- Other = 20 

The reference population should be that of the general population, as values do not exist for ‘healthy people’ or ‘people without a 
particular condition’. 
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Japan 
Pharmaceutical 
Manufacturers 
Association 

Main = 19 -
- Other = 

With regard to chapter 19, it is a concern that for some diseases such as mental illness, in cases where a new technology extends 
survival but patients consequently require an additional need for assistance, this may show a negative result for cost-effectiveness 
from a WSI point of view despite the positive extension of life. Therefore, the new methodologies should take such cases into 
account so that extended life should not be given a negative result in an economic evaluation. 

Lay Member - 
Committee D 

Main = 19 -
- Other = 

"Longer durations of disease are more significant than shorter durations (for example, a chronic condition compared with a 
treatable acute illness). Diseases which cause very premature death are more significant than those in which death is delayed (such 
as childhood cancer compared with chronic heart failure)." 
 
Whilst an ethical case could be made to support these two factors, their use appears to me to be unlawful given that age is a 
protected characteristic under the Equality Act. Both of these factors systematically discriminate against older people who on 
average have a lower life expectancy. 

University of 
Sheffield 

Main = 21 -
- Other = 

For readability it should be stated that this choice was made assuming equal QALY losses in both arms (if this is correct) 

Lay Member - 
Committee D 

Main = 21 -
- Other = 

"the public felt that providing treatment for people with a larger burden of illness was a higher priority than treatment for those 
with a lower burden of illness5" 
 
The EEPRU survey paper cited provides only weak support for this conclusion. For example, page 5 concludes that: "The results 
indicate some support for BOI as a consideration when weighting QALYs. There is robust and consistent support for EOL in general 
(but this conceptually overlaps with BOI and the two should not be used together).” 
 
Furthermore, and more importantly, public surveys are a shaky basis for public policy, and the document offers no justification for 
making policy on the basis of public policy. If a majority of the public said that we should discriminate against black people who are 
sick, would NICE be proposing that we adopt skin colour as a modifier? Normative reasoning is badly needed but is missing here. 
This is recognised in the EEPRU document which states: "For an attribute to be used in cost per weighted QALY analysis it needs 
both to be supported by normative argument and for empirical evidence to quantify its size”.  
Ethical analysis requires normative reasoning, not just references to survey data. 
 
Later on, on page 29, the document states: 
“However, there is clearly a large amount of uncertainty regarding all of the empirical results such as they are. Thus, even if there is 
a desire to base a weighting system on the evidence, it is difficult to imagine that they can be ‘lifted’ directly – there will be at least 
some need for them to be moderated / deliberated by either NICE’s Board, through the institutes Citizens Council or by the 
Appraisal Committees.” 
 
Why hasn’t the citizens jury been asked to evaluate legitimacy of wider societal impact and burden of illness? That would introduce 
a more deliberative process, and a better basis for policy-making than the surveys alone provide. I would also advocate drawing on 
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the academic literature in this field (of ethical prioritisation of healthcare resources). 

University of 
Sheffield 

Main = 22 -
- Other = 

Is it clear that proportional shortfall is not particularly sensitive to the age at which people are diagnosed? If it is assumed that a 
disease causes mortality in a defined time period then the age at which this occurs will clearly influence the proportional shortfall. If 
it is assumed that a patient would accrue 4 QALYs once diagnosed, but would without the disease have accrued 20 QALYs at the age 
of 50, but only 5 QALYs at the age of 80, then the proportional shortfall would be 16/20 (80%) at age 50 and 1/5 (20%) at age 80. 
Proportional shortfall may be relatively less sensitive than the absolute shortfall (16 QALYs and 1 QALY respectively) but are not as 
insensitive as End of Life. 

Japan 
Pharmaceutical 
Manufacturers 
Association 

Main = 22 -
- Other = 

To ensure the consistency of the evaluation results when EOL (end of life medicines) ends and is replaced by BOI (burden of illness). 

Lay Member - 
Committee D 

Main = 22 -
- Other = 

"The concept of proportional shortfall is broadly consistent with NICE’s current ‘end of life’ approach." 
 
I did not see any proper substantiation of this claim. It seems to me to be very different from the current approach used by NICE to 
assess end of life which (oddly) combines end of life with innovation and a small population threshold. 

Novo Nordisk Ltd. Main = 23 -
- Other = 24 

Companies should retain the right to present new information if they have collected it; for example in relation to the Burden of 
Illness, and especially in areas where the ICD-10 code as utilised in the ‘Reference Dataset’ is considered inadequate. 

UCB Pharma Ltd Main = 23 -
- Other = 

UCB would welcome clarifications on what data will be accepted to support the reference dataset. Will it be ICD only, or will other 
quantitative/qualitative sources be accepted as provided by the manufacturers, in cases of conditions with limited evidence, like 
rare conditions or newly defined diseases (e.g. axial spondyloarthritis)? 

The Patients 
Association 

Main = 23 -
- Other = 24 

We would like to highlight that the decisions about end of life care has caused a considerable concern to the callers of our Helpline. 
We hear many cases where patients are being put on ‘Do Not Attempt to Resuscitate instruction’ without adequate consultation 
with patients or their relatives. In some cases patients and their relatives have found it difficult to ascertain the accountable 
professional for such decisions. This may deny the patients the opportunity to have access to any treatments that might improve 
their survival chances. It is vital that end of life care decisions are taken with due consideration and in the interests of patients and 
not for saving money on treatments. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 24 -
- Other = 

The Department of Health estimated QALY shortfall will only act as a “starting point” and individual technology appraisals should 
include an estimate that is more focused for the specific relevant patient population. However, while the QALY for a general healthy 
person is available, the QALY for the specific relevant patient population needs to be estimated for the submission. There is no clear 
guidance on how this should be done. Will this be based on baseline QALY in the clinical trials? If so, how would the potential impact 
of study quality, design (handling co-morbidities) and sample size be taken into account, when considering the accuracy of this 
estimate? 

Association of 
British Healthcare 

Main = 24 -
- Other = 

We would recommend a more granular data source which would provide a more accurate calculation of the burden of the disease. 
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Industries 
Bayer Main = 24 -

- Other = 34 
Application of methods and submission of evidence 
 
Whilst some general values have been provided in the consultation document (such as values associated with ICD codes), more 
specific values for stages of disease, subgroups and particular patient populations are not provided. 
 
We believe that appraisals will require a complex process for calculating both burden of illness and wider societal benefit for specific 
stages of a disease and, where relevant, particular subgroups of patients within a therapy area. There needs to be more guidance 
for consultees and Appraisal Committees on how these more relevant calculations will be considered in a transparent way, how 
evidence will be evaluated, and final scores calculated. 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 25 -
- Other = 26 

5.1 Paragraphs 25 and 26 of the consultation document introduce the concept of ‘wider-societal impact’ as a factor in value based 
assessment: the Committees need to measure the impact of an illness on a person’s ability to interact with, and contribute to wider 
society. The principal reason for incorporating wider societal impact into a technology appraisal is to provide a mechanism for the 
Appraisal Committees to consider a wider range of potential benefits of new technologies and, in doing so, to give preference to 
technologies developed for conditions that have the potential to restore the ability of individuals to contribute to society. 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 25 -
- Other = 27 

5.5 We are also concerned that ‘wider societal impact’ and ‘societal shortfall’ have not been consistently defined. Taking into 
account an individual’s ability to ‘contribute’ to society (paragraph 25) is not the same as taking into account an individual’s ability 
to ‘interact’ with society (paragraph 27). The latter may be seen as one indicator of an individual’s health while the former requires 
a value-judgement which might also include an economic assessment of an individual’s ‘contribution’ to society. 

Association of 
British Healthcare 
Industries 

Main = 26 -
- Other = 

We welcome this proposal especially as it relates to medical devices. 

Lay Member - 
Committee D 

Main = 27 -
- Other = 

"The effect of an illness on a person’s ability to interact with society - the wider societal impact of a condition – can be captured 
through the concept of ‘societal shortfall’. This shortfall is the loss in an individual’s capacity to engage with society as a result of 
living with a disease or condition, compared with their capacity to engage with society without the illness." 
 
 
This is not a convincing argument. QALYs already capture something about the ability of somebody to contribute to society. For 
example, someone who is permanently bedbound will find it difficult to contribute and engage with society, and will have a low 
QALY score. So the question then arises how to provide an even stronger indication of a person's ability to engage with society than 
is given by QALYs. I do not understand how QALY shortfall does that. It seems to me to be entirely lacking in offering anything more 
than is offered in the normal QALY score. Indeed, the modifier would seem to me to distort things in the wrong direction.  
 
Furthermore, there is again little normative reasoning to support the use of wider societal benefit.  
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One way to address both points one and two above would be to introduce some normative reasoning from the ethical/ 
philosophical literature. An obvious candidate would be the notion of prioritising according to capability, which is proposed by 
philosopher Martha Nussbaum, and economist and philosopher Amartya Sen. These are important and influential thinkers in this 
field, and their work is especially relevant here. The capabilities approach that they advocate focuses on prioritising specific human 
characteristics (which for example Nussbaum identifies) which are required to allow an individual to participate in society, and seem 
to be just the thing that you are seeking to capture here. See for example Nussbaum’s “Women and human development: The 
capabilities approach” and Sen’s “Why Health Equity?”[3, 4]. 
 
[3] Nussbaum MC. Women and human development: The capabilities approach. Cambridge, Mass.: Cambridge Univ Press; 2001 
[4] Sen A. Why health equity? Health Economics. 2002;11(8):659-66. 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 27 -
- Other = 

5.2 This is further developed (paragraph 27) to include the idea of ‘societal shortfall’: The effect of an illness on a person’s ability to 
interact with society - the wider societal impact of a condition – can be captured through the concept of ‘societal shortfall’. This 
shortfall is the loss in an individual’s capacity to engage with society as a result of living with a disease or condition, compared with 
their capacity to engage with society without the illness. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 29 -
- Other = 

Due to differing academic opinions, clear guidance would need to be given on the identification, measurement and valuation of 
patient’s contribution to society i.e work in paid/unpaid employment, taking care of someone, informal care, social care, universal 
credit, etc. 

Lay Member - 
Committee D 

Main = 29 -
- Other = 

"Impact in this context means the balance (or net effect) of the treatment on patients’ contribution to society including, amongst 
other things, working in paid or unpaid employment, or taking care of someone (a child or a relative) and receiving something paid 
for or provided by society, such as informal care, social care or universal credit." 
 
It is very difficult to read this paragraph without believing that such proposals would discriminate against those: 
who lack the capability to go to work (e.g. because of their age) 
who are receiving benefits and are thus a "drain" on society. 

Parkinson’s UK Main = 29 -
- Other = 
29-36 
Wider 
Societal 
Benefit 

Parkinson’s UK welcomes NICE’s move away from the wider societal benefit approach. This had the potential to be extremely 
damaging for people with Parkinson’s as it was far too focused on the importance of getting people get back to work. If any new 
system prioritises medicines aimed at helping people back to work, then those who are less likely or unable to re-enter the labour 
market, as well as those who are no longer of working age (as if often the case for people with Parkinson’s), will lose out. 

Mission and Public 
Affairs Council of 

Main = 30 -
- Other = 

5.3 The introduction of ‘societal benefits’ is also considered (paragraph 30): wider societal benefits are measured by considering the 
difference between the amount of resources a person contributes to society as a consequence of their condition (production) and 
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the Church of 
England 

the amount they use (consumption), both without and with the new treatment. 

The Patients 
Association 

Main = 30 -
- Other = 31 
&32 

We welcome the approach being considered to ascertain the wider societal benefit but are concerned that not all contributions are 
financial and obvious. In such cases having strict criteria may prevent some people from accessing the benefits of the new 
technologies. In our experience it is usually the eligibility criteria that prove a barrier and restrict the access to certain treatments. 

Lay Member - 
Committee D 

Main = 31 -
- Other = 

"if a treatment enables a patient to return to work, they may pay more tax which benefits others in society, or they may be able to 
contribute more to family finances. " 
 
It is very difficult to imagine how an appraisal committee could take this into account other than by using factors to indicate 
employability such as age, disability and social class to determine which treatments should be given additional all lesser priority. 
Such prioritisation would necessarily be discriminatory and it seems to me unlawful under the Equality Act. 

Lay Member - 
Committee D 

Main = 32 -
- Other = 

"is also possible that treatments, which extend lives, while providing the benefit of extra life to patients (though without 
accompanying benefits in terms of improved quality of life), increase the burden on other members of" 
 
Again, how could this do anything other than discriminate against older and disabled people? 

The Patients 
Association 

Main = 33 -
- Other = 

We are concerned about the premise that people are most productive when they are young to middle aged as we feel that 
productivity may be affected by the experience and in this respect age could prove beneficial. We would suggest that a more 
research is required to ascertain the societal benefit to avoid people of a certain age or gender being disadvantaged. Another point 
to make here is that sometimes there may be very few people available to make a certain type of contribution and despite their age 
or gender the contribution could be quite crucial e.g. someone with ability to speak a certain language and provide interpretation 
facility for their community may be the lifeline for their community. 

Bayer Main = 34 -
- Other = 

Wider societal benefit 
 
Initial documents for value based assessment included benefits associated with productivity and consumption. However, there now 
appears to be more general reference to impact not benefit, health rather than societal benefit, and proxy rather than explicit 
application. It is not explicit how this less specific modifier will be considered. 

Lay Member - 
Committee D 

Main = 34 -
- Other = 

"We consider that using the societal shortfall approach, where wider societal impact is considered by identifying the health lost by 
people as a result of their condition, fits more easily into the current methods of technology appraisal than using the wider societal 
benefit framework" 
 
I strongly support NOT using the latter wider societal benefit framework, as is probably clear from my comments above. But as I said 
earlier, there is no reasoning given as to why health lost as a result of their condition is an appropriate, fair or justifiable modifier to 
use. It systematically discriminates in favour of people who are affected by conditions when they are young, and against those 
affected by conditions when they are old. That is surely unlawful under the Equality Act. 

Mission and Public Main = 34 - 5.4 We believe that using ‘societal benefits’ as a means of conducting value based assessment is contrary to the ethos of the NHS 
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Affairs Council of 
the Church of 
England 

- Other = where clinical need is the touchstone for treatment, not an individual’s utility to society and we agree that it is not an appropriate 
tool for assessment committees to use (paragraph 34). 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 35 -
- Other = 36 

6.1 The issues of age and gender discrimination are addressed in the consultation document: It is important to note that any 
approach that aims to capture wider societal benefit or impact will inevitably take age into account to some degree. However 
broadly the concept is drawn, our age has an impact on what we are able to contribute and what we take from society (paragraph 
35).  
However, we want to make it clear in this consultation that our Appraisal Committees will not use the age of people with particular 
conditions as the basis for deciding whether or not the NHS should offer new treatments. Similarly, they will not use gender or any 
of the other ‘protected’ characteristics under equalities legislation (paragraph 36). 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 35 -
- Other = 36 

6.2 It is difficult to see how, in practice, these two statements will be reconciled. We are concerned that age, in particular, will be a 
determining factor when Appraisal Committees make value based assessments. 

Royal College of 
Paediatrics and 
Child Health 

Main = 35 -
- Other = 36 

Please can you add examples of how age may be a factor which is considered, and yet will not be a reason to give or not give the 
drug? For example, the provision of an expensive immunotherapy for children (2-5y mainly) with high-risk neuroblastoma may 
increase life-expectancy and so have a large absolute increase. If a similar cost & QALY drug were used in a population of older 
adults with dementia, the absolute increase may be considerably smaller. 

Lay Member - 
Committee D 

Main = 36 -
- Other = 

"However, we want to make it clear in this consultation that our Appraisal Committees will not use the age of people with particular 
conditions as the basis for deciding whether or not the NHS should offer new treatments." 
 
How is this possible? It seems to me use of age is inevitable with QALY shortfall. This comes across very clearly in the table on the 
consultation website entitled “Illustrative Technology Appraisal list and QALY shortfall”. Osteosarcoma (TA 235) with an average age 
of 14 gets a high QALY shortfall, and Alzheimer’s disease ( TA 217) gets a low QALY shortfall. QALY shortfall can not fail to take 
account of age. 
 
"Regardless of the way the proposals in this paper are incorporated into the appraisal process, we will ensure that age or any of the 
other protected characteristic will not tip the balance of a recommendation against the use of a treatment." 
 
Seems impossible for reasons stated. 

The Patients 
Association 

Main = 36 -
- Other = 

We welcome the decision by NICE not to use any of the protected characteristics as the basis for ascertaining their eligibility for NHS 
treatments. This has been a great concern in the past particularly age based criteria. We would however like to emphasise that clear 
information must be given to patients if they are not eligible for a treatment based on their condition or risks resulting from the 
treatment to avoid the misconception that patients are being discriminated on the base of age or other protected characteristics . 
We hear from many callers who feel that they are being denied treatments because of their age or disability or other non-clinical 
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reasons. 

Southampton 
Health 
Technologies 
Assessments 
Centre (SHTAC) 

Main = 37 -
- Other = 

We are concerned about the position of the “certainty of the ICER” criterion in the proposed approach for flexible decision making. 
The figure on 13 of the consultation paper seems to allow for no consideration of certainty of ICER at the £20,000 per QALY gained 
threshold (which there is in the figure depicting current practice on page 5). In the figure on 13 consideration of certainty of ICER 
only features after applying BOI and WSI weight. This seems to imply an (unjustified and unjustifiable) assumption that uncertainty 
in the ICER that would be apparent when considering the output of the cost effectiveness model would be unaffected by including 
these other (highly uncertain) factors. This doesn’t seem reasonable and we would suggest that certainty of ICER should be 
considered before as well as after the application of additional weightings - in fact uncertainty of the ICER should probably be 
considered at each stage indicated in the figure as it is very unlikely to be reduced by any of the potential weighting factors. 

Health Economics 
and Health 
Technology 
Assessment 
(HEHTA) Research 
Group 

Main = 37 -
- Other = 

“…ICERs above £20,000 per QALY gained would be acceptable in circumstances where these factors are considered relevant…” – 
these factors listed (paragraph 8) are always going to be relevant in appraising new health technologies, it is difficult to imagine any 
circumstances when one or more of the factors may be considered ‘not relevant’.  
 
How would “high” absolute and proportional QALY shortfall be defined? 

ScHARR Main = 37 -
- Other = 

There are two aspects to incorporating burden of illness as an equity criteria in the decision-making process. First, burden of illness 
needs to be measured and quantified; and second, burden of illness needs to be valued. The guidance does not provide 
comprehensive guidance on either. How is it going to be determined whether a patient group has a high burden of illness, and using 
what as a comparator? There is some existing evidence undertaken by EEPRU at the University of Sheffield specifically to inform 
guidance for VBA, and this and other evidence would provide a basis for determining weights. 
 
There is no guidance to Committees on how values of absolute and proportional shortfall should be converted through to a 
weighting. Guidance must be given; without this, decisions will become arbitrary, unpredictable, inconsistent and open to appeal. 
Guidance should be evidence based; this could either be via revealed preferences (e.g. based on past TA decisions) or stated 
preferences (i.e. using elicitation from members of the public). The latter would be preferred as past decisions were not based on 
absolute and proportional shortfall, and therefore, any weightings generated using this approach would be spurious. 

Ethical Medicines 
Industry Group 

Main = 37 -
- Other = 
38-41 

EMIG would also like to highlight that in situations such as this the calculations may introduce more uncertainty into the submission. 
We ask that NICE provides manufacturers with advice on how to approach such situations or, preferably, to permit increased 
dialogue between manufacturer or sponsor and appraisal committee, so that such risk may be mitigated. 

Novo Nordisk Ltd. Main = 37 -
- Other = 

In the flexible decision making approach. We believe that the modifier for ‘HRQoL inadequately captured’ should be broadened to 
also include non-health related aspects of quality of life which are not presently captured to fully quantify the burden on society. 
Alternatively, patient and carer experience should be considered as part of the ‘innovative nature of the technology’ modifier. 

Bayer Main = 37 -
- Other = 

Scoring and decision making 
 
There needs to be more specific information provided to both consultees and the Appraisal Committees on which scores correlate 
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to which weightings and, therefore, which threshold. For example, will a score of 2 for burden of illness mean a multiplier of 2 and a 
threshold of £40,000? 

Bayer Main = 37 -
- Other = 

It is unclear from the review document whether Appraisal Committees will have the ability to apply negative weightings to 
particular conditions and technologies, and whether this would apply to all individual modifiers. 

Bayer Main = 37 -
- Other = 

The potential for double counting has not been addressed and, in particular, a description of how such a situation might be 
approached and resolved by the Appraisal Committee. 

Bayer Main = 37 -
- Other = 

Role of individual modifiers 
 
We believe that each modifier should be considered individually in the context of the evidence presented and a clear score applied 
to each modifier, alongside a detailed description of how that score was calculated.  
 
A detailed briefing document for each of the modifiers, including guidance on how to evaluate the evidence and calculate a 
weighting for each modifier, will need to be available to the consultees and the ERG, and employed by the Appraisal Committee. 
This should be part of an overall decision making framework document. 

Bayer Main = 37 -
- Other = 

Uncertainty 
 
More clarification is needed on the assessment of uncertainty, how the Committee will deal with it in a systematic way, and 
whether the Committee will apply scores in the context of the multipliers and estimated threshold. For example, there may be 
certainty or uncertainty related to the most plausible ICER. How will this uncertainty be translated into a weighting on the threshold, 
and can this be a negative weighting? This is not clear from the consultation document. 
 
Some technologies and conditions may be associated with more uncertainty than others. More information is needed on how 
uncertainty relating to estimates of burden of illness and wider societal benefit will be addressed. 

Bayer Main = 37 -
- Other = 

Benefits not captured by the QALY 
 
We support the consideration of benefits not captured by the QALY. However, there needs to be clear guidance, including a list of 
examples, of benefits not captured by the QALY to give consultees, review groups, and Appraisal Committees direction on how 
these are to be considered. 
 
There is still an over-reliance on the QALY and the EQ5D. In the past, aspects of patient experience such as convenience, experience, 
confidence and satisfaction have not been considered. It is unclear if these important aspects will now be considered in the context 
of this broadening of definition of value. 
 
We support the inclusion of non-health-related quality of life benefits in the assessment of value as these play an important role in 
the lives of patients, their friends and family, carers, and society. 
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Bayer Main = 37 -

- Other = 
We support the specific consideration of innovation. However, there needs to be clearer guidance on how this will be considered 
and influence the overall assessment of value. In particular, a special and explicit consideration should be given to technologies that 
treat rare diseases and orphan medicines. These medicines offer a different value proposition to other medicines. Evidence may 
inevitably be more limited, particularly given recent regulatory schemes to allow early access to some medicines, and pricing 
inevitably accounts for a very small patient population. 

Bayer Main = 37 -
- Other = 

The review proposal does not specify whether the Appraisal Committee will, in its decision making process, define the most 
plausible weighting, and the most plausible threshold which has been used as the basis for decision making. Details of how this has 
been calculated and applied will be essential for transparency of the appraisal process.  
 
We would support the inclusion in the appraisal guidance documentation of a clear and transparent description of how each factor 
was considered in Committee discussions, how each factor contributed to the weighting and overall decision. 

Lay Member - 
Committee D 

Main = 37 -
- Other = 

The new diagram omits any mention of end of life considerations. The document provides no justification for this - why is this? I do 
not necessarily support giving additional weight to end of life, but it was agreed policy and it had the backing of the NICE citizens 
jury (unlike these proposals). 

Lay Member - 
Committee D 

Main = 37 -
- Other = 

The diagram backs up my comment at the start of the document: that these proposals will act in favour of future appraisals 
compared to previous appraisals by taking into account additional factors which were not previously taken into account, allowing a 
new weighting of up to 2.5, and thereby “lowering the bar". 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 37 -
- Other = 

The illustration of the new approach is slightly ambiguous; one could get the idea of that the modifiers need to be seen as assessing 
technologies in a step-wise approach (starting with “Burden of illness”, ending with “Non-health objectives of the NHS”). 

Mission and Public 
Affairs Council of 
the Church of 
England 

Main = 37 -
- Other = 
General 

7. We agree that proportionate QALY shortfall and absolute QALY shortfall (as outlined by NICE in the consultation document) are 
useful tools for measuring burden of illness and societal impact respectively (paragraph 37). We do not believe, however, that 
‘societal impact’, as outlined in the consultation document to include individuals’ ability to ‘contribute’ to society, is an acceptable 
criterion for making value based assessments and therefore recommend that the current practice is amended to include the 
addition of ‘burden of illness’ alone. 

Beating Bowel 
Cancer 

Main = 37 -
- Other = 

Burden of illness and wider societal impact calculations are – taken alone – insufficient to capture the true impact of a treatment on 
a patient and carers. We believe that NICE needs to place the views of patients and carers at the heart of its processes, particularly 
in determining the benefit that a treatment can bring. 
 
Health economists dominate the current NICE process and (perhaps understandably given their background) place most emphasis 
on quantitative evidence. However, given the inherent uncertainty surrounding much of the quantitative evidence considered by 
NICE, it is important to give due prominence to qualitative evidence as well. Beating Bowel Cancer has participated in a number of 
technology appraisals, working with people affected by bowel cancer. Our experience is that the voice of the patient is not heard 
particularly clearly within the current processes and that appraisal committees find it difficult to engage with or know how to use 
the information provided by patients and carers.  



Responses to TA Methods Addendum Public Consultation         305 of 318 

Name & Org Sections Comments 
 
Now is the time to design a system that gives parity of influence to patients and other experts by experience – carers and clinicians – 
in the appraisal process. This means rebalancing the process so that qualitative and experiential feedback is given equal prominence 
to health economic calculations. 
 
The introduction of VBA provides an opportunity to deliver a step change in patient involvement in the appraisal process. We would 
encourage NICE to consider introducing a dedicated phase for qualitative evidence where committees can set aside their usual focus 
on data and instead consider the impact of a treatment from a patient perspective. Such an approach could build on the reforms 
being introduced by the Scottish Medicines Consortium, which have recognised that QALY-based assessment processes are not able 
to adequately capture every aspect of value and enhanced qualitative involvement is required. 
 
As part of its response to this consultation, we encourage NICE to publish an assessment of the impact of its current patient and 
carer involvement processes on appraisal decisions, as well as to set out what measures could be take to strengthen involvement. It 
would be helpful to understand when and how patient evidence has shaped an appraisal decision. This is currently unclear in the 
appraisal documentation that is published by NICE. 
 
Moving forward, one way of ensuring that appraisal committees give active consideration of patient evidence would be to introduce 
a requirement that ACDs and FADs include a section which explicitly sets out the impact that this evidence has had and how it has 
altered the assessment. 

Beating Bowel 
Cancer 

Main = 38 -
- Other = 

We were led to believe by both the Department of Health and the pharmaceutical industry that the 2014 PPRS effectively shields 
the NHS from any unpredicted increases in expenditure on branded drugs, with manufacturers providing a rebate to cover any 
unforeseen expenditure. If this is the case, then the following statement is incorrect: 
 
“We need to place an upper limit on acceptability of an ICER, because valuable care elsewhere in the NHS might be displaced 
without at least an equally valuable gain being achieved.” 
 
The consultation document does refer to the 2014 PPRS but makes no comment on the impact it may have on any displacement of 
NHS activity caused by the prescribing of new medicines. As part of its response to this consultation, we urge NICE to clarify what 
impact it anticipates the 2014 PPRS will have on the potential displacement of NHS activity and whether it is in fact necessary to 
impose a definitive ceiling on the ICER at which a medicine could be recommended. 

Japan 
Pharmaceutical 
Manufacturers 
Association 

Main = 39 -
- Other = 

The weighting of 2.5 times which applies to both BOI and WSI should also be applied in the same way to the “innovative nature of 
technology” element. The reason is because conventional QALY-based evaluation does not fully capture the benefit brought by the 
innovation of technologies; in other words, new technologies would be more valuable in disease areas where treatment options are 
limited and not yet matured. 

Lay Member - Main = 39 - "The maximum weighting applied by the Appraisal Committees using their current flexibilities is 2.5 and this is normally only applied 
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Committee D - Other = to end of life treatments. We believe this represents the maximum weighting that the Appraisal Committees should consider when 

taking into account the cumulative impact of all the modifiers" 
 
Why? There needs to be some reasoning. The fact that this was used in the past for end of life is not in itself a reason. These are 
new modifiers. 2.5 is a large multiplier – too large - and it is especially difficult to justify given that there is so little reasoning or 
other evidence to back up burden of illness and wider societal impact. 

Ethical Medicines 
Industry Group 

Main = 42 -
- Other = 
General 

The period of notice for manufacturers who will be preparing submissions during 2014 is of paramount importance. Without 
confirmation of the detail of the new methods guide, EMIG requests that a transitional approach be adopted, where the 
manufacturer or sponsor may choose which methodology to follow for a period to time. Alternatively, EMIG requests that NICE 
make itself available for a significantly greater level of discussion for such companies, and especially SMEs who will struggle to meet 
the needs of the new methods and process. 

All Wales 
Therapeutics and 
Toxicology Centre 

Main = 42 -
- Other = 
Actually put 
43 but does 
not exist - 
also applies 
to 6.2.9 

The current life-extending, end-of-life criteria are defined, in part, by the cumulative population of all licensed indications. Removal 
of this will take away the current limit on the budgetary impact of these high cost drugs. 

Bristol-Myers 
Squibb 
Pharmaceuticals 
Limited 

Main = 
Appendix 1 
-- Other = 
Appendix 4 

BMS believes that a substantial and specific consideration should be given to the innovative nature of a technology in order that 
more new medicines can be made available to NHS patients.  
Regulatory authorities already recognise innovation by giving medical technologies innovative status, such as the newly-introduced 
Promising Innovative Medicine designation.  
 
BMS therefore recommends using a panel of patients, clinicians, regulatory experts, as well as representation from the ‘Department 
of Business, Innovation and Skills’ (BIS) to identify the innovative character of a medicine and to provide advice to Appraisal 
Committees.  
 
Such a panel can help Appraisal Committees to have aspects of innovation expressed in a form that was quantifiable. We propose 
the below methods to quantify innovation: 
 
• Very innovative: novel Mechanism of Action (MoA) + improvement in patient convenience + addressing non-health NHS 
objectives: 25 points 
• Highly innovative: either novel MoA + addressing non-health NHS objectives or novel MoA + increasing patient convenience: 15 
points 
• Innovative: either novel MoA or improvement in patient convenience or addressing non-health NHS objectives: 10 points 
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• Not innovative: none of the above: 0 points 
 
This method can be used as part of a ‘multi criteria decision analyses’ approach towards appraising medical technologies as outlined 
in our response to question 3 (above). 

Lay Member - 
Committee D 

Main = 
Appendix 3 
-- Other = 

Why are there no ethicists, philosophers or lawyers on this panel? The substantive issues raised by this proposal are ethical, and are 
constrained by the law (particularly the equality act). 

Institute for Quality 
and Efficiency in 
Health Care 

Main = 
Appendix 4 
-- Other = 
Pg 27 

I am not sure whether the effect on a person`s ability to interact with society is captured in all methods/ approaches to elicit QALYs. 
Therefore, this should be specified and discussed more critically. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
6.3.3 -- 
Other = 
6.3.3 

Innovation 
 
Given the emphasis on innovation it will be important to understand what is meant by innovation and how it will be defined in the 
context of medicines and technologies. Currently a definition of innovation is limited to demonstrating a step change in clinical 
effectiveness. We recommend that to avoid missing opportunities to promote innovation, the definition should be expanded such 
that an innovative medicine ought to fulfil one or more of the following criteria: 
 
- A step change in clinical effectiveness 
- First ever pharmaceutical intervention for a disease area 
- First in class 
- First new pharmaceutical intervention for a defined period of time. 

Otsuka 
Pharmaceuticals 
(U.K.) Ltd 

Main = 
6.3.3 -- 
Other = 
6.3.3 

Non-health objectives of NHS 
 
The overarching aims of the VBA assessment process are to remove unintended consequences of such things as age discrimination 
and take into account an individual’s ability to engage with society. To this end there needs to be more explicit consideration of non-
health objectives as part of each Appraisal Committee decision. 
 
We support the ABPI recommendation that the Appraisal Committee should be provided with an indicative list of non-health 
priorities to ensure that deliberations are made in the context of the wider NHS environment and to understand more fully 
requirements for such matters as commissioning, building capability and safer care. 

Lundbeck Main = 
6.3.3 -- 
Other = 
6.3.3 

Technologies submitting after the publication of updated methods guide: 
Once the new methods for technology appraisals document is finalised and published, Lundbeck proposes that there be a date on 
which all submissions after this be subject to the updated methods.  
In the interim period between the date of publication of the updated methods guide and the compulsory implementation date of 
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the new methods, it should be at the discretion of the manufacturer as to whether they wish to incorporate the new methods into 
their submission. Should they wish to do so, the committee should allow for this additional information to be included in the 
decision making process in line with the new methods guide. 
 
The proposed process guide text amendment in section 6.3.3 for the innovative nature of the technology does not address the 
current risk for manufacturers in health technology assessment when unlicensed and/or off-label comparators are considered as 
appropriate by NICE due to current clinical practice. We would propose that the GMC prescribing guidance on the use of 
unlicensed/off-label medicines is formally recognised in the process guide. This would help ensure that newly licensed medicines 
which do represent innovation in terms of demonstrable and distinctive benefits or step change in the management of the condition 
are not penalised due to the previous use of an unlicensed medicine simply because of the lack of a licensed medicine in a specific 
therapeutic area or patient population. 
 
There are also additional broader risks for pharmaceutical companies when developing new medicines for therapeutic areas which 
have high unmet need but have been relatively difficult to provide clear, measurable outcomes to demonstrate clinical benefits and 
as robust assumptions for health economic modelling of value e.g. mental health which routinely uses clinician assessment and 
patient rating outcome measures. For situations where no new medicines have been licensed for a substantial time period due to 
this issue and as a consequence existing clinical practice relies on older generic medicines, there is a clear disincentive to launch new 
medicines in the UK when the HTA value judgement will be based on a generic comparator price. We would ask for these situations 
e.g. next generation of medicines for Alzheimer’s disease and depression to be given special consideration in the process guide in 
terms of advice to the appraisal committees. Such consideration could be using the previous appropriate branded comparator(s) 
price before LOE or a higher weighting for the innovative nature of the new technology. 

GlaxoSmithKline Main = 
6.3.3 -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 
6.3.3) 

In line with the terms of reference NICE received from the Department of Health, the proposed change to wording is to include the 
additional ‘modifiers’ of burden of illness and wider societal impact alongside the existing factors (certainty of ICER, HRQoL 
inadequately captured, innovative nature of the technology, and non-Health objectives of NHS) when considering ICERs above 
£20,000 per QALY.  
 
While we think it appropriate to include these factors, we are concerned about the predictability of how these may be applied in the 
proposed range of £20-50,000 per QALY. An alternate suggestion would be to retain the existing wording around current factors 
that are used to justify ICERs above £20,000 per QALY and then apply burden of illness and wider societal impact for those ICERs 
above £30,000 per QALY. This would help with predictability, transparency and consistency, while ensuring NICE adheres to the 
terms of reference. 

GlaxoSmithKline Main = 
6.3.3 -- 
Other = 
Paragraph 
43 - 

We welcome the change in wording that acknowledged the Committee will be more cautious when they are ‘very uncertain’ as 
opposed to ‘less certain’ about the ICERs presented. This is helpful clarification as there is always likely to be uncertainty around 
ICERs ; indeed the NICE methods propose a range of analyses that in themselves seek to explore this uncertainty extensively and so 
will inevitably lead to a range of estimates for the committee to consider. However in the context of the PPRS agreement we believe 
this is an area when NICE have the option to provide even greater clarity and to differentiate between unavoidable uncertainty (i.e. 
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Appendix 4 
(Section 
6.3.3) 

that you may expect given the stage of development of the technology or the nature of the disease itself) versus uncertainty for 
other reasons (e.g. due to suboptimal trial design or other major deficiencies in technology’s evidence base). 
 
We would suggest additional wording in this section that if the committee believes that reasonable attempts have been made to 
address uncertainty in the context of the nature of the disease and the stage of development then the committee should be more 
willing to accept estimates at the higher end of the spectrum. 

GlaxoSmithKline Main = 
6.3.3 -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 
6.3.3) 

Additional wording has been added to describe innovation as representing ‘a step change in the management of the condition’. 
While it would be desirable to have treatments being innovative in terms of step change, a significant proportion of innovation has 
come from (successive) incremental improvements in treatments and this should be acknowledged.  
 
Whilst the terms of reference asked NICE not to consider innovation further in these methods the agreement of the cap on 
medicines spending could mean that the committee should be more willing to accept medicines where there is evidence of 
innovation even if this does not fully represent the very high hurdle of a step change. This may include elements of value of new 
medicine that are not fully captured either by the ICER or the proposed modifiers (e.g. where there has not been any innovation in a 
disease area for some time, the opportunity a treatment offers for future innovation and the compounded uncertainty associated 
with certain disease like Alzheimer’s Disease, where demonstrating clinical outcomes can be challenging). 
 
Given the PPRS agreement mentioned previously and the constant challenge to reflect the full value of a new medicine, NICE have 
missed an opportunity to consider the value of innovation. 

GlaxoSmithKline Main = 
6.3.3 -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 
6.3.3) 

It is often not clear when the Appraisal Committee consider non-health objectives of the NHS and how these influence the decision. 
It may be useful to include some specific wording about the types of things that could be considered relevant. There might also be 
reference made to the NHS outcomes framework, quality standard or other explicit priorities within the NHS. NICE should consider 
updating wording within section 6.2.21 of the Methods Guide to reflect the consideration of these factors and provide some 
examples. 

GlaxoSmithKline Main = 
6.3.3 -- 
Other = 
Paragraph 
43 - 
Appendix 4 
(Section 
6.3.3) 

GSK is encouraged that these additional factors (e.g. innovation, HRQoL not captured by QALY and non-health objectives of NHS) 
have been included, and continue to form part of the decision making process. However it is often not clear in recent appraisals how 
these factors have been considered and the impact they have had on the decision. We would therefore request that considerations 
of these factors are captured more transparently, so decision making can be understood by all stakeholders. 
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Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
6.3.3 -- 
Other = 
P.27 (para 
6.3.3) 

Innovation as a decision-making factor: The methods guide should include greater clarity regarding the definition of innovation. 
Currently the proposed definition “represents a step-change in the management of the condition and may not have been or cannot 
be adequately captured in the reference case QALY measure”, needs further description. The MHRA definition of transformational 
change may be a useful starting point. Janssen supports the inclusion of this factor and suggests that more detail is included in the 
methods guide to define what a “step-change” is. Moreover, it is important to note that the current NICE process does not actually 
incentivise innovation; in fact, it creates a first-to-market disadvantage. Specifically, for a new treatment that is likely to replace 
standard of care (SoC), if SoC has not changed for many years, the treatments included within SoC are likely to be inexpensive and 
generic, as the ‘cost’ of that products ‘innovation’ is no longer accounted for in its price. It is then very difficult to prove cost-
effectiveness against such a low cost comparator. For the second to market, however, the converse is true – the second product 
compares against a new, higher cost treatment, and therefore it becomes much easier to demonstrate cost-effectiveness. Janssen 
proposes that when a first to market treatment is appraised, in an area for which standard of care is inadequate and has not 
changed for many years, this factor is considered by the Committee when taking into account the ‘innovative’ nature of the 
treatment. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
6.3.3 -- 
Other = 
P.27 (para 
6.3.3) 

HRQoL inadequately captured as a decision-making factor: Janssen agrees that all aspects of patient HRQoL that are not always 
captured in the reference case. Janssen suggest that other non-health related aspects such as patient and carer experience should 
be included in this factor, and supports the ABPI position in this area. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
6.3.3 -- 
Other = 
P.27 (para 
6.3.3) 

Non-health objectives of the NHS decision-making factor: Janssen suggests that committees describe in their consultation and 
appraisal documents how non-health objectives were considered in the decision-making process, especially when technologies 
contribute to strengthening NHS policies and/or support the delivery of non-health objectives. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
6.3.3 -- 
Other = 
P.27 (para 
6.3.3) 

Uncertainty in the ICER as a decision-making factor: The decision problem meeting should also focus around areas of uncertainty 
that cannot be reasonably addressed prior to product launch. This discussion should help focus the committee on the areas of 
uncertainty with having the greatest impact on the ICER. Importantly, a distinction between uncertainty that can and cannot 
reasonably be addressed should be made by the Committee, as manufacturers cannot be expected to reduce uncertainty in all areas 
prior to launch. 

Janssen, on behalf 
of Johnson & 
Johnson 

Main = 
6.3.3 -- 
Other = 
P.27 (para 
6.3.3) 

Uncertainty in the ICER as a decision-making factor: NICE propose that the degree of certainty around the ICER be considered as a 
factor in the decision process. The degree of certainty is key within the decision making process but should be considered after all 
other factors have been considered. 
 



Responses to TA Methods Addendum Public Consultation         311 of 318 

Name & Org Sections Comments 

 
Association of 
British Healthcare 
Industries 

Main = 
6.3.3 -- 
Other = 
6.3.3 

The degree of certainty around the ICER - We would welcome a better indication from NICE of how the committee intends to 
consider non-health objectives of the NHS. These should be included in suite of evaluation documents and should be published 
alongside the final guidance. 

Boehringer 
Ingelheim 

Main = 
6.3.3 -- 
Other = 
6.3.3 - 
Bullet point 
2 
(concerning 
uncertainty
) 

Boehringer Ingelheim suggests further clarification is provided around the handling of uncertainty, in particular the distinction 
between uncertainty in the analysis and uncertainty around the data. For instance, uncertainty in the analysis may be addressed 
through earlier and better engagement between stakeholders i.e., the academic group and manufacturer may resolve technical 
modelling issues before the appraisal committee meeting. Uncertainty around the data, which may be an attribute associated with 
particular disease areas, may be addressed through additional input from clinical experts and patient groups. Whist these two types 
of uncertainty are linked, the distinction between uncertainty which can be resolved during the appraisal process and uncertainty 
which cannot be resolved should be made. 

Boehringer 
Ingelheim 

Main = 
6.3.3 -- 
Other = 
6.3.3 - 
Bullet point 
3 

Boehringer Ingelheim supports that innovation is recognised, however takes issue that the valuing of innovation is not specifically 
addressed i.e., there is insufficient explanation around how innovation may be qualified or quantified. Boehringer Ingelheim 
suggests that an explicit, transparent and standardised approach to the valuing of innovation is adopted. 

Burden of illness

Wider societal impact

HRQoL not adequately captured

Innovative nature of technology

Non-health objectives of NHS

Consider the uncertainty 
in the base case ICER 
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Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
6.3.3 -- 
Other = 
6.3.3 

Burden of Illness 
ABPI partially supports the general proposals made to utilise a proportionate QALY shortfall approach for establishing BoI. 
 
On the assumption that the existing end-of-life weightings/uplift are mapped solely as a function of BoI in the new system, since 
they relate specifically to disease severity, to exactly replicate the effect of these criteria, and thus not negatively impact the 
assessment of these medicines within a new system, a large QALY weighting needs to be wholly allocable across BoI alone as a 
single factor. ABPI proposes that this is what is done. 
 
However, since the consultation document does not explain how BoI / proportional QALY shortfall will be mapped against proposed 
QALY weightings it is not possible at this point to determine whether or not the subsuming of the existing EoL criteria into BoI is 
acceptable. 
 
ABPI therefore proposes that the existing end-of-life criteria are retained (although not cumulatively) alongside considerations of 
BoI measured through proportionate QALY shortfall until such time as it can be established that the effects are equivalent. This is in 
order to ensure that we do not see a lower rate of patient access to EoL medicines than with the current approach. This needs to be 
fully evaluated during the review of VBA arrangements which we have proposed. 
 
ABPI recommends that whichever approach provides the highest weighting should be used for decision making purposes. 

Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
6.3.3 -- 
Other = 
6.3.3 

Wider Societal Impact 
ABPI partially supports the proposal to utilise an absolute QALY shortfall approach for establishing wider societal impact. However, 
the new proposed approach does not provide a specific mechanism to take into account the actual wider societal costs and benefits 
of a particular medicine being appraised but rather focusses on the overall burden in health terms of the particular disease that the 
medicine is intended to treat. Whilst this is likely to be a good lifetime proxy for overall societal impact, its accuracy as a proxy will 
vary. 
 
ABPI therefore notes that for certain medicines the magnitude of societal benefits offered by a particular medicine will not be 
captured adequately through the proposed approach based on absolute QALY shortfall alone. 
ABPI recommends that manufacturers should be permitted to submit specific additional evidence on wider societal benefits and 
that this is taken into account in decision making by Appraisal Committees. When such evidence is submitted it should be 
considered alongside the default WSI approach. 
 
ABPI proposes that, as for BoI, large QALY weighting should also be applicable to this criterion in isolation. 

Association of the Main = Certainty of the ICER 
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British 
Pharmaceutical 
Industry (ABPI) 

6.3.3 -- 
Other = 
6.3.3 

ABPI believes that decision making needs to become less conservative and risk averse to reflect a more favourable consideration of 
innovation in decision-making. Whilst it is incumbent on the manufacturer to take all reasonable steps to address areas of 
uncertainty, there needs to be a distinction between uncertainty which can be reasonably addressed at the time of launch and 
appraisal by NICE, and uncertainty that is more broadly associated with a particular disease area. Either type cannot justify a delay in 
the decision and the timely availability of new innovative medicines to NHS patients. 
 
ABPI believes that more can be done to understand, manage expectations and potentially reduce the levels of uncertainty in 
appraisals. Earlier and more in-depth dialogue between manufacturers, NICE and ERGs would support identifying those areas of 
uncertainty that can reasonably be addressed during the course of an appraisal and those which cannot. 
ABPI recommends the following measures: 
 
• More formal definition up-front in appraisals about the areas and types of uncertainty in the evidence base that exist for a new 
medicine distinguishing between those that can plausibly be addressed in an appraisal and impact on decision making and those 
which cannot; 
• Seeking greater input from clinical experts in discussions around uncertainty; 
• Provision of a succinct summary of the various sources of uncertainty, issues and priorities for consideration by Committees 
• Appraisal Committee discussions being more focussed on those specific areas of uncertainty that can be addressed and which 
have the most bearing on the ICER. 

Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
6.3.3 -- 
Other = 
6.3.3 

HRQoL Inadequately Captured 
ABPI is fully supportive of the explicit consideration on aspects of HrQoL that are not adequately captured in the QALY. 
 
Furthermore, there are other non-health related aspects of quality of life such as patient and / or carer experience that should be 
more explicitly taken into account covering for example, independence, dignity, convenience and patient confidence when evidence 
is available to support their evaluation. 
 
ABPI recommends that this modifier is broadened to also include non-health related aspects of quality of life which are not 
presently captured or alternatively patient and carer experience is considered explicitly as part of the “innovative nature of the 
technology” modifier. 
 
Committees should evaluate evidence about patient and / or carer experience explicitly when it is submitted by manufacturers. It 
will be necessary to avoid any double counting with any wider societal benefits submission that may be made. This should be made 
clear in revisions made to the NICE submission templates. 

Association of the 
British 
Pharmaceutical 

Main = 
6.3.3 -- 
Other = 

Innovative Nature of Technology 
ABPI believes that specific consideration and substantial weighting needs to be given to innovation in order that more new 
medicines can be approved for NHS patients. 
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Industry (ABPI) 6.3.3  

The changing nature of the innovative medicines pipeline which has been described earlier could be accommodated by the further 
development of this measure so that it plays a greater and more significant role in the decision making of Committees. In particular, 
it would help Committees to have aspects of innovation expressed in a form that was quantifiable. For this purpose, a categorical 
classification can be used (for example, important, moderate and modest). 
 
ABPI recommends using a panel of patients, clinicians and R and D specialists to identify the innovative character of a medicine and 
to advice Appraisal Committees respectively. As a starting point, the definition of innovation used by regulatory bodies could be 
used. 
It is important to reward first-in-class interventions for which it is difficult to prove cost effectiveness as they are often compared 
against cheaper generic off patent medicines. 
 
Clear guidance needs to be given to Appraisal Committees on how to apply this factor. 
 
Giving greater attention to innovation should also lead to an increased tolerance for uncertainty. Innovative medicines are new by 
nature and therefore may not have the volume of trial data that is available for other technologies. 

Association of the 
British 
Pharmaceutical 
Industry (ABPI) 

Main = 
6.3.3 -- 
Other = 
6.3.3 

Non-Health Objectives of NHS 
The NHS makes spending decisions based on many factors such as patient choice, care setting or public health requirements. NHS 
strategy, objectives, investment and prioritisation choices are rarely, if ever, based on assessments of health gains alone. When 
medicines contribute significantly to furthering particular NHS policies and strategies (for example, by addressing the urgent public 
health need for new antibiotics to address antimicrobial resistance or for delivering more patient centred care) this should be 
captured and used to inform decision making processes. 
 
ABPI therefore recommends the more explicit consideration of non-health objectives by Committees in decision making. It would be 
helpful for Committees to be provided with an indicative (rather than exhaustive) list of such factors in the decision making 
framework. The NHS Outcomes Framework provides a good starting point for this exercise including the measures focussed around 
patient preferences and experience. 

Takeda UK Ltd Main = 
6.3.3 -- 
Other = 
6.3.3 

Burden of Illness 
 
TAKEDA UK partially supports the general proposals made to utilise a proportionate QALY shortfall approach for establishing BoI.  
 
On the assumption that the existing end-of-life weightings/uplift are mapped solely as a function of BoI in the new system, since 
they relate specifically to disease severity, to exactly replicate the effect of these criteria, and thus not negatively impact the 
assessment of these medicines within a new system, a large QALY weighting needs to be wholly allocable across BoI alone as a 
single factor. TAKEDA UK proposes that this is what is done.  
 



Responses to TA Methods Addendum Public Consultation         315 of 318 

Name & Org Sections Comments 
However, since the consultation document does not explain how BoI / proportional QALY shortfall will be mapped against proposed 
QALY weightings it is not possible at this point to determine whether or not the subsuming of the existing EoL criteria into BoI is 
acceptable. 
 
TAKEDA UK therefore proposes that the existing end-of-life criteria are retained (although not cumulatively) alongside 
considerations of BoI measured through proportionate QALY shortfall until such time as it can be established that the effects are 
equivalent. This is in order to ensure that we do not see a lower rate of patient access to EoL medicines than with the current 
approach. This needs to be fully evaluated during the review of VBA arrangements which we have proposed. 
 
TAKEDA UK recommends that whichever approach provides the highest weighting should be used for decision making purposes. 

Takeda UK Ltd Main = 
6.3.3 -- 
Other = 
6.3.3 

Wider Societal Impact 
 
TAKEDA UK partially supports the proposal to utilise an absolute QALY shortfall approach for establishing wider societal impact. 
However, the new proposed approach does not provide a specific mechanism to take into account the actual wider societal costs 
and benefits of a particular medicine being appraised but rather focusses on the overall burden in health terms of the particular 
disease that the medicine is intended to treat. Whilst this is likely to be a good lifetime proxy for overall societal impact, its accuracy 
as a proxy will vary.  
 
TAKEDA UK therefore notes that for certain medicines the magnitude of societal benefits offered by a particular medicine will not be 
captured adequately through the proposed approach based on absolute QALY shortfall alone.  
TAKEDA UK recommends that manufacturers should be permitted to submit specific additional evidence on wider societal benefits 
and that this is taken into account in decision making by Appraisal Committees. When such evidence is submitted it should be 
considered alongside the default WSI approach.  
 
TAKEDA UK proposes that, as for BoI, large QALY weighting should also be applicable to this criterion in isolation. 

Takeda UK Ltd Main = 
6.3.3 -- 
Other = 
6.3.3 

Certainty of the ICER 
 
TAKEDA UK believes that decision making needs to become less conservative and risk averse to reflect a more favourable 
consideration of innovation in decision-making. Whilst it is incumbent on the manufacturer to take all reasonable steps to address 
areas of uncertainty, there needs to be a distinction between uncertainty which can be reasonably addressed at the time of launch 
and appraisal by NICE, and uncertainty that is more broadly associated with a particular disease area. Either type cannot justify a 
delay in the decision and the timely availability of new innovative medicines to NHS patients. 
 
TAKEDA UK believes that more can be done to understand, manage expectations and potentially reduce the levels of uncertainty in 
appraisals. Earlier and more in-depth dialogue between manufacturers, NICE and ERGs would support identifying those areas of 
uncertainty that can reasonably be addressed during the course of an appraisal and those which cannot.  
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TAKEDA UK recommends the following measures: 
 
• More formal definition up-front in appraisals about the areas and types of uncertainty in the evidence base that exist for a new 
medicine distinguishing between those that can plausibly be addressed in an appraisal and impact on decision making and those 
which cannot; 
 
• Seeking greater input from clinical experts in discussions around uncertainty; 
 
• Provision of a succinct summary of the various sources of uncertainty, issues and priorities for consideration by Committees  
 
• Appraisal Committee discussions being more focussed on those specific areas of uncertainty that can be addressed and which 
have the most bearing on the ICER. 

Takeda UK Ltd Main = 
6.3.3 -- 
Other = 
6.3.3 

HRQoL Inadequately Captured  
 
TAKEDA UK is fully supportive of the explicit consideration on aspects of HrQoL that are not adequately captured in the QALY.  
 
Furthermore, there are other non-health related aspects of quality of life such as patient and / or carer experience that should be 
more explicitly taken into account covering for example, independence, dignity, convenience and patient confidence when evidence 
is available to support their evaluation.  
 
TAKEDA UK recommends that this modifier is broadened to also include non-health related aspects of quality of life which are not 
presently captured or alternatively patient and carer experience is considered explicitly as part of the “innovative nature of the 
technology” modifier. 
 
Committees should evaluate evidence about patient and / or carer experience explicitly when it is submitted by manufacturers. It 
will be necessary to avoid any double counting with any wider societal benefits submission that may be made. This should be made 
clear in revisions made to the NICE submission templates. 

Takeda UK Ltd Main = 
6.3.3 -- 
Other = 
6.3.3 

Innovative Nature of Technology  
 
TAKEDA UK believes that specific consideration and substantial weighting needs to be given to innovation in order that more new 
medicines can be approved for NHS patients.  
 
The changing nature of the innovative medicines pipeline which has been described earlier could be accommodated by the further 
development of this measure so that it plays a greater and more significant role in the decision making of Committees. In particular, 
it would help Committees to have aspects of innovation expressed in a form that was quantifiable. For this purpose, a categorical 
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classification can be used (for example, important, moderate and modest). 
TAKEDA UK recommends using a panel of patients, clinicians and R and D specialists to identify the innovative character of a 
medicine and to advice Appraisal Committees respectively. As a starting point, the definition of innovation used by regulatory 
bodies could be used. 
 
It is important to reward first-in-class interventions for which it is difficult to prove cost effectiveness as they are often compared 
against cheaper generic off patent medicines. 
 
Clear guidance needs to be given to Appraisal Committees on how to apply this factor.  
 
Giving greater attention to innovation should also lead to an increased tolerance for uncertainty. Innovative medicines are new by 
nature and therefore may not have the volume of trial data that is available for other technologies. 

Takeda UK Ltd Main = 
6.3.3 -- 
Other = 
6.3.3 

Non-Health Objectives of NHS  
 
The NHS makes spending decisions based on many factors such as patient choice, care setting or public health requirements. NHS 
strategy, objectives, investment and prioritisation choices are rarely, if ever, based on assessments of health gains alone. When 
medicines contribute significantly to furthering particular NHS policies and strategies (for example, by addressing the urgent public 
health need for new antibiotics to address antimicrobial resistance or for delivering more patient centred care) this should be 
captured and used to inform decision making processes.  
 
TAKEDA UK therefore recommends the more explicit consideration of non-health objectives by Committees in decision making. It 
would be helpful for Committees to be provided with an indicative (rather than exhaustive) list of such factors in the decision 
making framework. The NHS Outcomes Framework provides a good starting point for this exercise including the measures focussed 
around patient preferences and experience. 

Napp 
Pharmaceuticals 
Limited 

Main = 
6.3.3 -- 
Other = 
6.3.3 

WSB (or WSI) needs to be applicable in such way that it does not disadvantage any group in society such as the disabled, children, 
young people, those not in employment and the elderly. 

Napp 
Pharmaceuticals 
Limited 

Main = 
6.3.3 -- 
Other = 
6.3.3 

The ABPI in its response has mentioned that Innovation should be considered as part of the weighting system. 
Whilst we would support this we feel that innovation can take many forms. Innovation is not only about new medicines but should 
also consider technological advances in delivery systems, or ways in producing existing medicines at high quality, in quantity and at 
lower prices to deliver more cost-effective offerings to the NHS. For example there has been considerable investment in techniques 
and the development of state of the art production units to bring biosimilar medicines to market. 

NCC - Mental 
Health 

Main = 
6.3.3 -- 

According to the revised Guide, one factor to take into account when considering an ICER above £20K/QALY is “the degree to which 
the ‘burden of illness’ of the condition and ‘wider societal impact’ […] is greater than that of the displaced treatments in the NHS”. 
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Other = 
6.3.3 

 
This is not clear; there is no definition of what constitutes a high ‘burden of illness’ or a high ‘wider societal impact’ and judgements 
can be arbitrary. The illustrative TA list and QALY shortfall that was part of this consultation, shows that the average displaced 
treatment in the NHS had a 9% proportional QALY loss and 2.1 absolute QALY loss. Does this mean that ANY figures higher than 
these constitute high burden of illness and wider societal impact, respectively? Or should Committees consider how much higher 
are the figures produced in a Technology Appraisal compared with the 9% and 2.1 in order to decide whether the criteria for high 
burden of illness and high wider societal impact are met? As there are no definitions, cut-off points or other indications, the 
assessment of this ‘degree’ relies to the discretion of each Committee. 
[On the other hand, ‘end of life’ had specific criteria, i.e. life expectancy normally less than 24 months and treatment offers an 
extension to life, normally of at least an additional 3 months] – which they might be deemed arbitrary, but allowed consistency 
across Appraisal decisions in terms of application of the same criteria. 

Department of 
Health 

Main = 
6.3.3 -- 
Other = 
6.3.3, 2nd 
bullet 

It would be helpful if NICE could explain the anticipated impact of the change to the wording on the approach to uncertainty. 

 


	Responses to TA Methods Addendum Public Consultation between 27th March 2014 and 1st July 2014

