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National Institute for Health and Care Excellence 

The NICE methods of health technology 
evaluation: the case for change 

 
Consultation: 6 November – 18 December 2020 

Introduction  

Thank you for participating the in the consultation on the NICE methods of health 

technology evaluation: the case for change. 

We are interested in hearing your thoughts about: 

• our proposals 

• how we’ve taken the evidence and considerations into account 

• any potential effects and implications for patients and their families, health 

technologies, the life sciences industry and the NHS. 

The information collected will be used to inform the next steps for the development of 

the NICE methods for health technology evaluation. Comments will be published in 

full on the NICE website after the consultation closes (excluding responses from 

NICE staff and committees). Please do not include any personal information in 

your response. NICE will not respond to individual comments or suggestions. 

Instructions 

There are 5 sections of the potential areas for change: 

• Valuing the benefits of health technologies 

• Understanding and improving the evidence base 

• Structured decision making 

• Challenging technologies, conditions and evaluations 

• Aligning methods across programmes 

This form provides space to respond to the consultation questions for each area. 

There is space for additional comments. You do not have to provide comments for all 

sections. 

When responding, please remember the objectives of the review and the boundaries 

of the current stage, as described in the consultation document. In particular, this 

consultation focuses specifically on the methods of health technology evaluation 

(and not its processes or other related developments, which are considered 
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separately), and presents the evidence and case for change only (a finalised 

methods framework will be developed in the next stage). 

Please type your responses directly into the tables in this form. If you wish to refer to 

a particular section, paragraph or proposal, or any of the supporting documents, 

please indicate the relevant name, number or letter that you are referring to within 

your response. Please do not include any personal details in your comments.   

Submitting your response 

Return your completed response form via email to methodsandprocess@nice.org.uk 

by 11:59pm on 18 December 2020. Responses submitted in any other format will not 

be accepted 

Privacy notice 

For more information about how your data will be processed please see our Privacy 

Notice 

mailto:methodsandprocess@nice.org.uk
https://www.nice.org.uk/privacy-notice
https://www.nice.org.uk/privacy-notice
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About you 

To help us understand and theme your comments during review, please indicate 

which category best describes who your response is from by adding the name of the 

organisation next to the relevant category 

Alternatively, if you are responding as an individual, please add your job title next to 

the individual that best describes your role.  

Organisations 

Category Name of organisation  

example organisation type e.g. Write the name of organisation here 

Academic body  

Device industry  

Devolved nation  

Diagnostic industry  

Industry body  

Life sciences consultancy  

NHS organisation  

Patient organisation Rare Autoimmune Rheumatic Disease 

Alliance (RAIRDA) 

Pharmaceutical industry  

Professional organisation  

Other type of organisation  

 
Individuals  

Individual Job title  

Example individual  e.g. Write job title here 

NICE committee member  

NICE staff  
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Other individual response  
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Consultation comments 

Valuing the benefits of health technologies 

Consultation questions - valuing the benefits of health 

technologies 

Comments 

Do the proposals and cases for change provide a suitable 

basis to inform the final methods? 

• Do you have any comments or feedback on the 

methodological evidence and considerations that have 

been taken into account, or how the evidence has 

been interpreted? 

• Do you have any comments or feedback on how well 

the proposals will achieve the aims of the review? 

RAIRDA welcomes NICE’s recognition that there is a case for 

change to its methods, and in particular acknowledgement of 

the need for the acceptance of a greater degree of uncertainty 

and risk in relation to treatments for rare diseases and 

complex conditions.  

We are however concerned by the decision to avoid including 

specific provisions for rare diseases as much as possible. We 

believe that the challenges associated with traditional 

assessment approaches for rare disease treatments create a 

need for adjustments to be made to ensure equity of outcome. 

In our experiences comparing rare autoimmune rheumatic 

diseases (RAIRDs) to similar but more common rheumatic 

diseases, ‘rarity’ increases inequity and severity, both between 

these conditions, but also between individual patients with the 

same condition.  

We believe there is value to consider the development of a 

specific pathway for rare disease technologies, in line with the 

approach used by other bodies in France, Germany and 

Scotland.   
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Consultation questions - valuing the benefits of health 

technologies 

Comments 

The proposed introduction of a modifier based on the severity 

of a condition in place of the existing end of life modifier is 

welcome but due to the lack of detail on how the modifier 

would be applied, we cannot fully assess it. Below, we have 

attempted to consider some of the implications of how it might 

be applied in the case of RAIRDs. 

The consultation document acknowledges the need to ensure 
that the review takes into account approaches at other health 
technology assessment bodies. There would be value to NICE 
considering this and whether there are elements of other 
approaches that could be incorporated into NICE’s methods 
for the assessment of rare disease treatments, specifically 
how conditional access arrangements could be adopted to 
address delays in decision making. 

What are the potential effects of the proposed changes on 

patients and their families, health technologies, the life 

sciences industry and the NHS? 

• What are the potential benefits of the proposed cases 

for change? 

• Are there any risks that might arise from adopting the 

proposals? If so, how might we try to reduce them? 

• Do you have any comments or feedback on how well 

the proposed methods will support innovation for 

Greater degree of uncertainty 

Given the uncertainty as to how these proposals would 

operate in practice, it is difficult to identify the potential 

implications of the proposals. Our hope would be that the 

replacement of the end-of-life modifier with a severity modifier 

and the proposed revised approach to uncertainty would result 

in faster and wider patient access to technologies that 

otherwise may have been given negative or optimised 

recommendations and/or been subject to delay due to 

commercial negotiations.  
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Consultation questions - valuing the benefits of health 

technologies 

Comments 

patients, science, society and the life sciences 

industry? 

We welcome the acceptance of a greater degree of 

uncertainty, particularly when evaluating technologies for rare 

diseases. 

We think it is important to note the wider impact that the need 

for certainty has on research and development, but also the 

deployment of medications. 

We realise NICE’s methods cannot be shaped to every 

eventuality and every disease. However, we have considered 

the impact of an acceptance of uncertainty in two potential 

examples concerning RAIRDs. 

For example, at present, the managed use of belimumab in 

patients with systemic lupus erythematosus (SLE) is only 

permitted for patients who are autoantibody positive. The 

draft-scope for the forthcoming assessment of anifrolumab will 

also assess its effectiveness only on patients with SLE who 

are autoantibody positive. We believe in both these cases this 

is because disease activity in these patients is easier to 

measure (as their autoantibody level strongly correlates with 

their symptoms and disease level). Therefore, it is easier to 

show the effect of a medication on these patients and be more 

confident it is cost-effective. 
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Consultation questions - valuing the benefits of health 

technologies 

Comments 

However, requiring a high degree of certainty would bars 

patients who are autoantibody negative from accessing these 

treatments and, in the case of belimumab, has already done 

so. Whilst we accept there is some evidence indicating that 

autoantibody positive patients may be more likely to respond 

positively to some therapies, it doesn’t mean that patients who 

are autoantibody negative could not benefit, there is just a 

greater degree of uncertainty. There is also the fact that 

autoantibody-negative SLE is more prevalent among black 

patients, who are also more likely to have severe disease. 

Limiting treatments to autoantibody positive patients therefore 

could have an impact on outcomes by ethnic group and leaves 

a considerable amount of unmet need. 

Given this example, a greater acceptance of uncertainty 

should be as far reaching as possible to encourage the 

assessment and development of treatments for all patients, 

helping to reduce health inequalities.  

RAIRDs share a number of clinical and serological 

characteristics. Together, patients with these diseases make 

up a relatively large pool of people (over 160,000 people in 

England). They also share characteristics with commoner 

rheumatic diseases. A number of treatments are used for 

many of these conditions, for example, rituximab is used for 

many of these conditions. Therefore, we believe that where a 
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Consultation questions - valuing the benefits of health 

technologies 

Comments 

treatment has been shown to be cost-effective in the case of 

one or more of these conditions, there may be a case to 

accept a greater degree of uncertainty in evaluating its use in 

other conditions. This could have a positive impact on the 

incentives to develop treatments for these conditions. 

Severity modifier 

We very much welcome the addition of a severity modifier. 

Despite RAIRDs being life-altering and potentially life-

threatening, the ‘end of life’ modifier would rarely have been 

relevant. This is despite the fact vasculitis has a similar five-

year survival rate to some of the more survivable forms of 

cancer.  

We believe the organ threatening nature of these diseases 

should be taken into account during evaluation. A modifier or 

measurement for severity which could encompass the 

potential for organ damage and the need to prevent this, 

would be very welcome. 

One potential issue with a severity modifier for RAIRDs is that 

even within one of these diseases, the severity of the disease 

can vary quite considerably – both between different patients 

with the same disease and in the same patient over time. 

Therefore the ‘degree of unmet need’ within each condition 
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Consultation questions - valuing the benefits of health 

technologies 

Comments 

does vary by patient to patient, with some responding well to 

first line treatments 

We believe it is also important to note that sometimes, severity 

of disease can mean patients find it difficult to access a 

treatment. 

For example, one of the reasons we believe the managed 

access agreement for belimumab has only used half of its 

allocation is because the drug was only authorised for treating 

SLE patients with severe disease in specialist centres. 

Unfortunately, patients with the most severe disease will have 

the most difficulty travelling to these specialist centres, 

particularly from rural areas where travel times will be long. 

We know that there are cases where patients’ frailty has 

prevented access to belimumab, and patients being given 

other treatments. 

If future managed access agreements, or NICE 

recommendations, include only access for patients with 

severe disease, and only allows treatment from specialist 

centres, the implication of this may be that frail and severely ill 

patients may not be able to access these treatments. 

Engagement with clinicians and patients to consider the 
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Consultation questions - valuing the benefits of health 

technologies 

Comments 

complex ‘real world’ issues around any recommendations in 

this regard will be vital.   

Combined with our earlier point about ‘organ threatening 

disease’ this makes a modifier which is preventative and takes 

account of the need to prevent severe disease, particularly 

appealing to us. If this is not possible, a severe disease 

modifier still has benefits, in our view. For RAIRDs, like lupus, 

scleroderma, vasculitis or Sjögren’s Syndrome, which are 

generally more ‘serious’ than more common rheumatic 

diseases, this could support NICE’s goal of greater equity. 

We do think all of these points, pointing out the potential 

issues associated just with this group of diseases, 

demonstrates the need for NICE to ensure strong clinical 

representation on its appraisal committees to make sure the 

complexities of severity and uncertainty are fully explained to 

the health economists and non-specialists who make up the 

bulk of these committees. 

What are the potential implications of the proposed 

changes for other NICE guidance and advice, and for 

other NICE programmes and activities? 

 

Do the proposals create any equalities concerns, 

particularly for NICE’s legal responsibilities and the 
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Consultation questions - valuing the benefits of health 

technologies 

Comments 

important need to eliminate unlawful discrimination and 

promote equality? 

General comments: If you have additional comments on 

this section please share them here: 
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Understanding and improving the evidence base 

 Consultation questions - understanding and improving 

the evidence base 

Comments 

1 Do the proposals and cases for change provide a suitable 

basis to inform the final methods? 

• Do you have any comments or feedback on the 

methodological evidence and considerations that 

have been taken into account, or how the evidence 

has been interpreted? 

• Do you have any comments or feedback on how well 

the proposals will achieve the aims of the review? 

RAIRDA welcomes the acknowledgement of the value of real-

world evidence and the commitment to develop additional 

guidance on qualitative evidence. We recognise that NICE will 

continue to prioritise RCT data, but it is important that 

alternative forms of evidence can be taken into account, when 

this standard cannot be met. Difficulties generating RCT data 

are not just down to small patient numbers, but issues with 

coordination and standards of care within the NHS. For 

example, we know that there are issues with uptake and 

compliance with trials for RAIRD treatment, such as BILAG-BR. 

We welcome the proposals to explore alternative approaches to 

the EQ-5D when not appropriate. We are aware of studies 

highlighting some shortfalls with EQ-5D for measuring quality of 

life and disease activity in RAIRDs, whilst many others still 

highlight this questionnaire’s utility. We therefore think 

proposals to recognise it may not be appropriate in all 

circumstances, and to allow a degree of flexibility, are very 

welcome. 

Disease-specific quality of life measures can help to overcome 

issues with standard approaches, especially for rare and 

complex conditions, but these have not always been accepted 

by NICE in past appraisals. We realise including them in the 

same way as EQ-5D results may be difficult, but we do think 
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 Consultation questions - understanding and improving 

the evidence base 

Comments 

they might have value to show benefits which would otherwise 

be missed.  

NICE should consider how the voices of patients, their families 

and clinicians could be strengthened, to ensure that qualitative 

evidence is properly understood by committees and given 

sufficient weight.  

This document does not make changes to NICE’s approach to 

involving patient and clinicians in its decision-making. This 

would be very welcome and support the gathering and 

consideration of the additional evidence mentioned. 

2 What are the potential effects of the proposed changes 

on patients and their families, health technologies, the life 

sciences industry and the NHS? 

• What are the potential benefits of the proposed cases 

for change? 

• Are there any risks that might arise from adopting the 

proposals? If so, how might we try to reduce them? 

• Do you have any comments or feedback on how well 

the proposed methods will support innovation for 

patients, science, society and the life sciences 

industry? 

It is particularly important that these changes are conveyed to 

patients, supporting greater confidence that NICE can, and will 

take, into account this additional evidence. This will support 

confidence in NICE and support constructive engagement going 

forward. 
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 Consultation questions - understanding and improving 

the evidence base 

Comments 

3 What are the potential implications of the proposed 

changes for other NICE guidance and advice, and for 

other NICE programmes and activities? 

To make sure the proposed methods support innovation for 

patients, NICE should work with patient organisations to 

develop guidance for lay audiences on how its approach to 

evidence generation is changing and how patients and patient 

organisations should participate in assessments. 

4 Do the proposals create any equalities concerns, 

particularly for NICE’s legal responsibilities and the 

important need to eliminate unlawful discrimination and 

promote equality? 

 

5 General comments: If you have additional comments on 

this section please share them here: 
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Structured decision making 

 Consultation questions - structured decision making Comments 

1 Do the proposals and cases for change provide a suitable 

basis to inform the final methods? 

• Do you have any comments or feedback on the 

methodological evidence and considerations that 

have been taken into account, or how the evidence 

has been interpreted? 

• Do you have any comments or feedback on how well 

the proposals will achieve the aims of the review? 

 

2 What are the potential effects of the proposed changes 

on patients and their families, health technologies, the life 

sciences industry and the NHS? 

• What are the potential benefits of the proposed cases 

for change? 

• Are there any risks that might arise from adopting the 

proposals? If so, how might we try to reduce them? 

• Do you have any comments or feedback on how well 

the proposed methods will support innovation for 

patients, science, society and the life sciences 

industry? 

We are concerned about proposals to allow the exclusion of 

subgroups and that this may have greater implications than is 

recognised here. For example, as noted in our comments 

above on uncertainty, we believe the limiting of belimumab to 

autoantibody-positive lupus patients is mainly down to disease 

activity (and so the effect of treatment) in these patients being 

easier to measure. We are concerned about this given the 

potential this has to induce incentives for future studies and 

trials to only include autoantibody positive patients. We are 

particularly concerned that there are no details about what a 

sufficient harm to the NHS would be to deny certain subgroups 

a treatment. We note that there are already mechanisms to 

prevent such harm to the NHS, such as the budget impact test. 

The use of subgroups as detailed above is already detrimental 

and concerning, with equalities implications. It could be a major 

step backwards if the use of subgroups in this way was 
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 Consultation questions - structured decision making Comments 

expanded. NICE should at least clarify the details of this 

proposal urgently. 

We are aware of a phenomenon, where once a new treatment, 

potentially of high cost, is approved its use becomes more and 

more widespread as consultants hear about it and use it. This 

might happen despite the fact that for many treatments the 

previous standard of care was effective and in fact more cost 

effective. If this proposal is to deal with this problem, we do not 

necessarily view it as a proportionate response and feel it may 

introduce more rigid exclusions than what is necessary. 

3 What are the potential implications of the proposed 

changes for other NICE guidance and advice, and for 

other NICE programmes and activities? 

 

4 Do the proposals create any equalities concerns, 

particularly for NICE’s legal responsibilities and the 

important need to eliminate unlawful discrimination and 

promote equality? 

As noted in earlier sections, we have concerns about the 

equalities impact of excluding certain subgroups. For example, 

certain disease types, such as autoantibody negative SLE, are 

more common among certain ethnic groups, specifically Black 

patients. Black patients are also more likely to have severe 

lupus. Current practices of only making belimumab available to 

autoantibody positive SLE patients is already having an impact 

in this regard. 

5 General comments: If you have additional comments on 

this section please share them here: 
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Challenging technologies, conditions and evaluations 

 Consultation questions - challenging technologies, 

conditions and evaluations 

Comments 

1 Do the proposals and cases for change provide a suitable 

basis to inform the final methods? 

• Do you have any comments or feedback on the 

methodological evidence and considerations that 

have been taken into account, or how the evidence 

has been interpreted? 

• Do you have any comments or feedback on how well 

the proposals will achieve the aims of the review? 

 

2 What are the potential effects of the proposed changes 

on patients and their families, health technologies, the life 

sciences industry and the NHS? 

• What are the potential benefits of the proposed cases 

for change? 

• Are there any risks that might arise from adopting the 

proposals? If so, how might we try to reduce them? 

• Do you have any comments or feedback on how well 

the proposed methods will support innovation for 

patients, science, society and the life sciences 

industry? 

We hope the proposals will support NICE to make promising 

treatments available to patients as early as possible, in line with 

the ambitions of the review. 

However, we believe there is a risk that patients with rare 

diseases may continue to face challenges in accessing new 

technologies if the review does not make changes to support 

conditional access where there is significant uncertainty and 

increase patients’ voices in decisions.  
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 Consultation questions - challenging technologies, 

conditions and evaluations 

Comments 

3 What are the potential implications of the proposed 

changes for other NICE guidance and advice, and for 

other NICE programmes and activities? 

 

4 Do the proposals create any equalities concerns, 

particularly for NICE’s legal responsibilities and the 

important need to eliminate unlawful discrimination and 

promote equality? 

 

5 General comments: If you have additional comments on 

this section please share them here: 
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Aligning methods across programmes 

 Consultation questions - aligning methods across 

programmes 

Comments 

1 Do the proposals and cases for change provide a suitable 

basis to inform the final methods? 

• Do you have any comments or feedback on the 

methodological evidence and considerations that 

have been taken into account, or how the evidence 

has been interpreted? 

• Do you have any comments or feedback on how well 

the proposals will achieve the aims of the review? 

 

2 What are the potential effects of the proposed changes 

on patients and their families, health technologies, the life 

sciences industry and the NHS? 

• What are the potential benefits of the proposed cases 

for change? 

• Are there any risks that might arise from adopting the 

proposals? If so, how might we try to reduce them? 

• Do you have any comments or feedback on how well 

the proposed methods will support innovation for 

patients, science, society and the life sciences 

industry? 
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 Consultation questions - aligning methods across 

programmes 

Comments 

3 What are the potential implications of the proposed 

changes for other NICE guidance and advice, and for 

other NICE programmes and activities? 

 

4 Do the proposals create any equalities concerns, 

particularly for NICE’s legal responsibilities and the 

important need to eliminate unlawful discrimination and 

promote equality? 

 

5 General comments: If you have additional comments on 

this section please share them here: 

 

 

General comments 

Please provide any other comments you may have here. 

 

Whilst mainly relevant to the process of evaluation, and therefore NICE processes, rather than strictly the methods, we do think 
the following points are relevant to the aims of this review and the way evidence is collected and decisions explained. 

NICE currently only gives a four-week notice period to patient organisations to respond and submit evidence. For small 
organisations which typically support rare disease patients this is an extremely sharp turnaround. Often, only one staff member 
will have the expertise to compile the material for such a submission and capacity required to do this will not have been planned. 
We therefore believe NICE should consider giving extra notice where a technology is going to be evaluated for a rare disease.  
 
Finally, the lack of feedback from reviews to these organisations is also an issue. We acknowledge that these submissions may 
not have a weight of RCTs, and there are limitations to this type of evidence, but the lack of responses implies that consulting 
these organisations is a ‘box-ticking’ exercise. Giving short responses acknowledging what role these submissions have played 
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in the decision-making process or explaining why they may have been judged to have inadequate weight to play a role, will 
support NICE’s goal of a transparent decision-making process. Pointing out the limitations of a submission will also support 
these organisations to make more constructive submissions in future.  
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Thank you for completing the consultation  

Your participation is appreciated. Your responses will be used to inform the next steps for the development of the NICE methods for 

health technology evaluation. 

Submitting your response 

Return your completed response form via email to methodsandprocess@nice.org.uk by 11:59pm on 18 December 2020. 

Responses submitted in any other format will not be accepted 

 

mailto:methodsandprocess@nice.org.uk
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