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Sent by e-mail only: XXXXXXXXXXXXXXXXXXX
FAO XXXXXXXXXXXXXXXXXXX

CDKL5 UK

Tuesday 3 September 2024
[bookmark: deartext]Dear XXXXXXXXXXXXXXXXXXX
Re: Final Draft Guidance – Ganaxolone for treating seizures caused by CDKL5 deficiency disorder in people 2 years and over (ID3988)
Thank you for your letter of 27 August 2024, lodging an appeal against the above Final Draft Guidance (FDG).  
Introduction 
The Institute's appeal procedures provide for an initial scrutiny of points that an appellant wishes to raise, to provide an initial view on whether they are within the permitted grounds of appeal ("valid") and are at least arguable. The permitted grounds of appeal are: 
· 1(a) NICE has failed to act fairly, or 
· 1(b) NICE has exceeded powers;
· (2) the recommendation is unreasonable in the light of the evidence submitted to NICE.
This letter sets out my initial view of the points of appeal you have raised: principally whether they fall within any of the grounds of appeal, or whether further clarification is required of any point. Only if I am satisfied that your points contain the necessary information, are arguable, and fall within any one of the grounds will your appeal be referred to the Appeal Panel. 
You have the opportunity to comment on this letter in order to elaborate on or clarify any of the points raised before I will make my final decision as to whether each appeal point should be referred on to the Appeal Panel. 
Initial View
I assess each of your points in turn.  As explained in section 4.6 of NICE's appeal process guide, I will note refer appeal points to the Appeal Panel unless I am satisfied that the grounds of appeal are clearly identified, fall within 1 or more of the grounds set out in section 4.3, and are arguable. 
Ground 1(a): In making the assessment that preceded the recommendation, NICE has failed to act fairly
Appeal point 1(a).1: Over-reliance on the placebo data to determine outcome of efficacy and also to not include Ganaxolone under the HST programme
I note you make several arguments under this single appeal point. I have considered whether your arguments properly fall within ground 1(a) (procedural unfairness) and are arguable. At present I am not persuaded that they do, so I am not minded to refer this appeal point to the Appeal Panel. In summary:
1. The decision to assess Ganaxolone under NICE's single technology appraisal procedure and not the highly specialised technology (HST) programme is not one that can be appealed through NICE's appeal process;
2. NICE Committees can take decisions based only on the information provided to them; procedural fairness does not require NICE to continue dialogue indefinitely until a company provides a model suitable for decision-making; 
3. Similarly, while I appreciate it will be frustrating for you not to have visibility of the company's approach to an appraisal, it is for the company to submit a managed access proposal and procedural fairness does not require NICE to drive the managed access process; 
4. There could be an arguable point that the Committee gave inadequate time and/or consideration to data submitted by the company at the third Committee meeting, but I am not yet persuaded of this. I invite you to provide evidence and/or argument as to why you consider the Committee's approach was arguably unfair then I may be satisfied that this is arguable by reply to this letter.
I explain my reasoning below. 
HST programme
First, the decision as to under which programme to consider a topic is taken before the appraisal process commences, and is not amenable to this appeal process. 
It may assist to summarise the applicable statutory framework.  Regulation 7(9) of the National Institute for Health and Care Excellence (Constitution and Functions) and NHS England (Information Functions) Regulations 2013 ("the NICE Regulations") obliges NICE to establish a procedure for the appraisal of health technologies.  Regulation 8(8) of the NICE Regulations imposes a separate obligation upon NICE to establish a procedure for the appraisal of highly specialised technologies.  Regulation 9(2) provides that a person may bring an appeal against a recommendation made following an appraisal conducted in accordance with either (a) the technology appraisal process or (b) the highly specialised technology process.  Regulation 9 does not provide a right of appeal against the prior decision, as to whether the technology appraisal process or the highly specialised technology process should be followed. 
This is explained at section 4.2 of NICE's appeal process guide as follows:[footnoteRef:2] [2:  https://www.nice.org.uk/process/pmg41/chapter/making-an-appeal#what-is-the-scope-of-an-appeal  ] 

"An appeal can only relate to final draft guidance for a technology appraisal or highly specialised technologies evaluation, or the way that the evaluation was done."
I note that the criteria for entry into the HST programme were, at the time of the decision for this topic, set out at section 7.2 of NICE's "health technology evaluation topic selection: the manual" [PMG37][footnoteRef:3] (since replaced). The process for topic selection was (as it remains) separate from the appraisal process. Only after a topic has been referred to a programme does the appraisal, conducted by the appraisal committee, commence. [3:  https://www.nice.org.uk/process/pmg37/resources/nice-health-technology-evaluation-topic-selection-the-manual-pdf-72286780924357 ] 

Before an appraisal process is commenced, a prior decision has to be taken about which of them applies
I note the reasons for NICE's decision are publicly available here: https://www.nice.org.uk/guidance/indevelopment/gid-ta10948/documents.
Managed access
You appear to argue that it was procedurally unfair of NICE either not to offer the Company a managed access programme or, if the company did not request managed access, to prompt it to do so.  
I disagree, as NICE's Manual makes clear it is for the company to decide whether to make a managed access proposal (see paras 2.5.4, 5.5.21-5.5.25 of the Manual; see in particular 5.5.22).[footnoteRef:4] While NICE will explore the feasibility of managed access with the company, it is not for NICE to direct the company to submit a proposal.   [4:  https://www.nice.org.uk/process/pmg36/resources/nice-health-technology-evaluations-the-manual-pdf-72286779244741 ] 

I appreciate it will be frustrating for stakeholders, including patient groups, that you are not privy to all of the company's interactions with NICE and the company's decisions as regards how it approaches NICE appraisals and whether to submit a proposal, but I can see no arguable procedural unfairness here. 
Data at the third committee meeting 
I understand your argument to be that the data submitted at the third Committee meeting was not adequately considered. Your appeal letter does not provide sufficient information to persuade me that this is an arguable point, but if you wish to pursue this then it would assist for you to provide me with evidence and/or argument as to why you consider the Committee's approach was arguably unfair. In particular, it would assist if you pointed me to papers evidencing what consideration (if any) was given at the third committee meeting, how much time/consideration you say was required as a matter of procedural fairness and what impact you say further consideration by the Committee would or may have had on its decision-making. 
Dialogue with the company
You appear to argue that it was procedurally unfair of the Committee to reach a decision based on the model provided by the company. I can see no arguable point that either NICE's Manual or procedural fairness generally require the Committee to continue to engage with a company until the company is "able to rectify and submit an adequate economic model based on more accurate EQ5 data". Rather, NICE's processes make clear that the onus is on the company to provide the model and NICE committees can only take decisions based on the information provided to them. NICE is not obliged to generate its own data or models or, indeed, to allow companies an unlimited time to update or amend their model. On that basis I have identified no arguable point here.  
Discrimination against UK patients 
I understand your argument to be that in deciding not to recommend Ganaxolone, NICE discriminates against UK patients as compared with patients in other countries. It is unarguable that procedural fairness requires NICE to ensure UK patients can access the same treatment as patients overseas. Achieving such an outcome is outside of NICE's role and does not reflect the nature of national health systems. 
For the above reasons I am not persuaded that your appeal puts forward an arguable appeal point so I am not minded to refer this appeal point to the Appeal Panel.
Conclusion 
The above sets out above my initial views on all of your appeal points.
In respect of your points which I am not minded to refer on you are entitled to submit further clarification and/or evidence to me within the next 10 working days, and I will then give a final decision on the points to put before an appeal panel.  Responses must deal only with requested clarifications, or arguments or comments about the lead non-executive director for appeals' initial view that an appeal point is not valid. 
Once I have made my final decision, and where there is more than one appellant, each appellant will receive the valid appeal points of the other appellants and their redacted appeal letter. This is to enable appellants to avoid duplication at the hearing where there are overlapping appeal points. If the appeal letter and/or responses to scrutiny contain confidential information please ensure you have provided a version with this information redacted by 24 September 2024.
Ordinarily appeals are conducted on the basis of the appellants’ written appeal letters, and the material generated during the appraisal process.  Use of additional written material is discouraged, and the panel cannot receive any new evidence.  If, exceptionally, you feel there is written material that will not be before the panel that you would wish to rely on you must let the NICE Appeal team know by return of letter, indicating what the material is, why it is desirable to submit it, and when it will be available, by no later than 8 October 2024.  Please note that the appeal panel cannot accept papers that are tabled late or ad hoc, as this affects the preparation of the panel and other parties for the appeal.
Yours sincerely
XXXXXXXXXXXXXXXXXXX

Dr Mark Chakravarty
Lead Non-Executive Director for Appeals & Vice Chairman 
National Institute for Health and Care Excellence
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