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Sent by e-mail only: XXXXXXXXXXXXXXXXXXXXXXX
FAO Dr XXXXXXXXXXX
Muscular Dystrophy UK 
32 Ufford Street
London 
SE1 8QD


11 August 2025

[bookmark: deartext][bookmark: Sal]Dear Dr XXXXXXXX
Re: Final Draft Guidance for zilucoplan for treating antibody positive generalised myasthenia gravis [ID4008]
Thank you for your letter of 4 August 2025 responding to my initial scrutiny views.  This is my final decision on initial scrutiny.
I assess each of your points in turn.
Ground 1(a): In making the assessment that preceded the recommendation, NICE has failed to act fairly
Appeal point 1(a).1: The assessment of zilucoplan was inconsistent with the appraisal of comparable treatments for gMG, undermining fairness and transparency (i) inconsistent treatment of subsequent treatment modelling; and (ii) inconsistencies in how real-world NHS use was interpreted.
With the benefit of your additional information in response to my initial scrutiny views, I confirm my decision to refer this appeal point as originally put to the Appeal Panel. 
Ground 2: the recommendation is unreasonable in the light of the evidence submitted to NICE
Appeal point 2.1: It was unreasonable not to recommend zilucoplan given the significant burden and long-term harms associated with corticosteroid use, which were not adequately reflected in the committee's evaluation
I confirm my decision to refer this appeal point to the Appeal Panel, on the limited basis that it was arguably unreasonable to use Lee et al to estimate the cost of corticosteroid use for the CEM for zilucoplan. I therefore refer this appeal point 2.1 to the Appeal Panel as follows: 
"It was unreasonable to use Lee et al to estimate the cost of corticosteroid use for the CEM for zilucoplan"
Appeal point 2.2: It was unreasonable to dismiss the benefits of home administration with zilucoplan, despite clear evidence of its potential to improve quality of life and reduce treatment burden for patients 
I confirm my decision to refer this appeal point to the Appeal Panel. 
Appeal point 2.3: It was unreasonable to overlook the value of minimal symptom expression as a meaningful clinical outcome, particularly when it reflects a state of disease control that is highly valued by patients
I confirm my decision to refer this appeal point to the Appeal Panel. 
Appeal point 2.4: It was unreasonable for the committee to highlight uncertainty in treatment effect comparisons between zilucoplan and IVIg/PLEX as a key limitation, when the necessary indirect comparisons introduced more uncertainty, and direct comparisons are not feasible in this setting
I confirm my decision not to refer this appeal point to the Appeal Panel. 
Appeal point 2.5: It was unreasonable to reject carer utilities in the appraisal of zilucoplan 
I have considered the additional information you have provided in response to my views at initial scrutiny. Although I consider it within the Committee's gift to request further evidence to reduce uncertainty, you have not explained what evidence the Committee could have requested or made an arguable case that it was unreasonable of the Committee not to do so. 
For that reason, I will not refer this appeal point to the Appeal Panel. 
Conclusion
Therefore the valid appeal points are:
· 1(a).1 - The assessment of zilucoplan was inconsistent with the appraisal of comparable treatments for gMG, undermining fairness and transparency (i) inconsistent treatment of subsequent treatment modelling; and (ii) inconsistencies in how real-world NHS use was interpreted.
· 2.1 - It was unreasonable to use Lee et al to estimate the cost of corticosteroid use for the CEM for zilucoplan.
· 2.2 - It was unreasonable to dismiss the benefits of home administration with zilucoplan, despite clear evidence of its potential to improve quality of life and reduce treatment burden for patients. 
· 2.3 - It was unreasonable to overlook the value of minimal symptom expression as a meaningful clinical outcome, particularly when it reflects a state of disease control that is highly valued by patients.
NICE shares the valid appeal grounds of each appellant with the other appellants to assist with preparation for the hearing.  
NICE will be in contact with you regarding the administration of the appeal, which will be held orally. 

Yours sincerely

XXXXXXXXXXXXXXXXXXXXX
Dr Mark Chakravarty
Lead Non-Executive Director for appeals
National Institute for Health and Care Excellence
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