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National Institute for Health and Care Excellence (NICE) 
Triennial Review – Call for Evidence 
 
The review team are particularly interested in evidence in support 
of responses to the 9 questions set out in this Call for Evidence. 
Wherever possible, please provide evidence in support of your 
response.  
 
Questions 1-5 focus on NICE’s functions and how they are 
delivered.  
 
Questions 6-9 consider NICE’s performance and capability, 
opportunities for efficiency, and the governance arrangements.  
 
The questions below invite interested stakeholders to consider 
both together and feed in where they feel appropriate. 
 
*** For all options, you do not have to answer all of the questions – 
please feel free to answer as many or as few as you like. Where 
possible, please give specific examples.  ***  
 

 

Name: Alastair Kent OBE 

Organisation: Genetic Alliance UK 
 
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 
180 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.  
 
Rare Disease UK is a multi-stakeholder campaign run by Genetic Alliance UK, 
working towards the delivery and implementation of the UK Strategy for Rare 
Diseases, which was published by the Department of Health in November 2013. 
 

Work Role:  
 
Genetic Alliance UK’s patient group membership represent patients and families 
affected by rare genetic conditions. These are often severe and life-limiting but often 
there is no treatment or cure. We speak from the perspective of our membership who 
look to research and innovation to provide the new medicines and therapies that will 
address their currently unmet health needs.  
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Over the last year we have worked closely with our patient group membership to 
explore the effectiveness of the current system for evaluating and commissioning 
medicines for rare conditions. Through a series of workshops we have looked 
specifically at NICE’s Highly Specialised Technology (HST) Evaluation Programme 
as well as more broadly at access to medicines with a focus on NHS England. The 
findings and recommendations from this work have been captured in our Patient 

Charters, which have been endorsed by nearly 90 patient organisations
1,2

. Our 

Patient Charters form the basis this consultation response, which has therefore been 
directly shaped by the views these patient groups. 
 
1
Patient Charter: Patient perspectives and priorities on NICE’s evaluation of highly specialised 

Technologies. Genetic Alliance UK, April 2014, available at: geneticalliance.org.uk/docs/hst-
patient-charter_final.pdf 
 
2
Patient Charter: Patient perspectives and priorities on NHS England’s commissioning of 

medicines for rare disease. Genetic Alliance UK, October 2014, available at: 
geneticalliance.org.uk/docs/hst-patient-charter_final.pdf 

 

Please indicate what interactions you have with NICE / which functions 
you use 
 
Our patient group membership is directly affected by the guidance and standards that 
NICE publish in that they set healthcare standards and determine which medicines 
for their condition will be made available on the NHS.  
 
On behalf of our patient group membership, Genetic Alliance UK monitors NICE’s 
health technology appraisal activity concerning medicines for rare conditions. As a 
result we have attended a number of scoping meetings, particularly for NICE’s HST 
Evaluation Programme but also for Single Technology Appraisals (STAs) and 
Multiple Technology Appraisals (MTAs) where these concern rare disease 
medicines. A representative of Genetic Alliance UK has attended as a public 
observer all of the Evaluation Committee meetings on the HST Evaluation 
Programme that have been held. We have worked with our patient group 
membership and representatives of NICE to explore and make recommendations to 
improve NICE’s HST Evaluation Programme. 
 
Genetic Alliance UK is a registered stakeholder for a number of Clinical Guidelines 
that NICE has developed or is in the process of developing. 
 
Genetic Alliance UK is represented in the Medicines and Prescribing Centre as part 
of NICE's Centre for Clinical Practice (CCP) in order to support the development of 
evidence summaries for unlicensed and off-label medicines (ESUOMs). A 
representative of Genetic Alliance UK and Rare Disease UK also sits on the 
Executive Board of Patients Involved in NICE (PIN). 
 
Genetic Alliance UK therefore regularly calls upon NICE guidance for information and 
responds to NICE consultations on behalf of our members and the patients that they 
represent and support. 
 

Email/postal address: policy@geneticalliance.org.uk 
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Question 1: Is there a continuing need for the functions undertaken by 

NICE?  

Yes/No [please delete as appropriate] 
o Are there any functions you believe could be dropped or 

undertaken by another organisation? 
o Are there any functions that you think are needed but are not 

currently being undertaken? 
o Are there any overlapping functions or responsibilities between 

NICE and other organisations? 
o How well do you think the NICE fulfils each of its functions at 

present? 
o Does the role of NICE contribute to wider government policy and 

constitute a justifiable use of public money? 
o How well aligned do you think NICE’s programmes are with the 

rest of the health and care system?  
 

Please give evidence for your answer: 
 
Cooperation between NICE and NHS England is required to ensure effective 
evaluation and commissioning of medicines for rare conditions  
NICE is resourced to carry out in-depth technology appraisals that are able to closely 
examine the benefits and costs, both clinical and financial, of making a new medicine 
available on the NHS. If a positive recommendation is made, there is a mandate for 
that medicine to be commissioned. This allows for a robust consideration of all the 
evidence and ensures equitable access to approved medicines across England.   
 
However, NICE only appraises a small number of medicines for rare diseases: 
between 2002 and 2013, 18 orphan medicines have been appraised by NICE. Only 
four of these were for non-cancer indications, less than 10% of the orphan medicines 
for non-cancer indications that the European Medicines Agency (EMA) licensed in 
that same period. Despite the introduction of NICE’s Highly Specialised Technology 
(HST) Evaluation Programme in April 2013, this is unlikely to change. The HST 
programme is resourced to evaluate three medicines a year, and in its first year of 
operation has only issued guidance on one. 
 
NHS England will need to evaluate those rare diseases medicines that NICE does 
not select for one of its appraisal routes. Since NICE evaluates so few medicines for 
rare diseases, NHS England is by default the primary appraisal body for rare disease 
medicines. The allocation of resources for health technology appraisals must 
sensible and reflect the requirements of the NHS. 
 
We believe that the in-depth evaluation and the potential for mandated 
commissioning that NICE can provide has a role in appraising rare disease 
medicines but want to ensure that the whole system works effectively together. We 
would like to see this addressed through improved communication and cooperation 
between NICE and NHS England so that the most appropriate access route is 
selected for each medicine and that duplication of effort between NICE and NHS 
England is avoided.  
 
As part of our Patient Charter work, described above, we heard from patient 
representatives that they wanted HST appraisals to be reserved for medicines that 
present a particular challenge to existing drug paradigms and would benefit from a 
more thorough investigation than NHS England has the resources to provide.  
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The decision to refer a medicine for HST evaluation at NICE is made by Ministers, 
following the application of a series of prioritisation criteria. Currently, these criteria 
do not ask Ministers to consider whether an HST evaluation would add value to the 
NHS when compared to an evaluation by NHS England or administering access 
through one of the three other routes NHS England manage (Evaluation through 
Commissioning, Individual Funding Requests and the Cancer Drugs Fund (CDF)).  
 
Historically, NICE has considered a greater proportion of the orphan medicines for 
cancer indications that the EMA has licensed (45%) than for non-cancer indications 
(9%). Given that NICE has only appraised three orphan medicines a year since 2009, 
and that this number is unlikely to rise, patient representatives were concerned that 
non-cancer indications are losing out on the potential to obtain a mandate for 
commissioning from a NICE recommendation. It was also noted, however, that while 
NICE appraised more medicines for rare cancers proportionally fewer receive a 
positive recommendation. Many of the medicines that NICE have rejected are now 
available to patients through the CDF. Patient representatives questioned whether 
NICE resources are well spent appraising rare cancer medicines if they are then 
overturned by a second appraisal that grants access through the CDF.  
 
Similarly, it was revealed during our work on the Patient Charter that both NHS 
England and NICE had plans to evaluate and develop guidance on at least four of 
the same medicines in the rare disease arena. In some instances the medicines were 
included in NHS England’s work plan before NICE received a Ministerial referral and 
in other NHS England planned to develop interim guidance so that patients would not 
need to wait for NICE to complete their evaluation before being able to access a new 
medicine. Patients welcomed timely access to medicines but felt that as publicly 
funded bodies, it was difficult to justify NICE and NHS England carrying out parallel 
evaluations.  
 
Patient representatives proposed that this could be addressed by allowing NHS 
England to have greater involvement in the process that short-lists which medicines 
Ministers should consider for referral to NICE. Further detail on how NICE’s role in 
deciding which medicines are evaluated or commissioned via which route (topic 
selection) could be adapted is provided in our response to Question 2.  

 
NICE’s involvement with the European regulation of orphan medicines should 
be proportionate to its role in appraising them  
The EMA has sole responsibility in Europe for managing orphan designation and for 
licensing orphan products. To be licensed, the EMA must decide that the medicine is 
safe, effective and of high quality. Part of this licensing decision involves the EMA 
examining whether the benefits of taking a medicine outweigh the associated risks 
using clinical data and patient opinion.  
 
On a number of projects and initiatives, such as adaptive licensing, the EMA 
engages with the health technology appraisal bodies of each European member 
state. In the UK there are number of health technology appraisal bodies that evaluate 
rare disease medicines: NICE, NHS England, the All Wales Medicines Strategy 
Group (AWMSG) and the Scottish Medicines Consortium (SMC). Despite this, NICE 
is often the only body engaged with the EMA’s work as a representative of the UK.  
 
Our interaction with European bodies, including the EMA, seems to indicate that 
NICE’s minority role in evaluating rare disease medicines in the UK is not known. It 
has also been indicated by the EMA and others that representation from all relevant 
stakeholders would be welcomed. The UK has the ability to change or include 
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additional bodies in its representation. Ensuring that the most appropriate 
stakeholders are engaged on a European level is essential for maintaining an 
effective link between licensing and appraisal. As adaptive licensing becomes more 
commonplace this link will be essential to successful implementation.  
 
NICE should only reexamine the benefits and risks of a medicine if the need to 
do this can be explicitly justified 
During our Patient Charter work, patient representatives raised concerns that NICE’s 
medicine appraisal process could involve a reconsideration of the benefits and risks 
of a medicine. They felt that this was the role of the EMA and that once a medicine 
has been licensed it has already been deemed that the benefits outweigh the risks.   
 

 

Question 2: Assuming that the functions undertaken by NICE are necessary, 

are there alternative means of delivering them which would be more efficient 

and effective? See Annex I at the end of this form for the options that might be 

considered. 

Yes/No [please delete as appropriate] 
o Should any of NICE’s functions/activity be merged with another 

organisation?  This could be another area of central 
government, another public body or brought back into the parent 
department. 

o The functions of NICE are currently delivered at arm’s length 
from the Department of Health and Ministerial control.  Do you 
believe this is necessary? 

o Are there functions carried out by other bodies that you consider 
would be better done by NICE? 

o NICE currently generates income in the following areas: NICE 
International and Scientific advice programme. What 
opportunities are there to generate more income? 

 

Please give evidence for your answer: 
 
Topic selection for rare disease medicines should be transparent, managed by 
both NICE and NHS England and available for stakeholder comment 
In total there are seven routes through which medicines for rare conditions can be 
evaluated or commissioned, each with its own criteria: (1) HST Evaluation at NICE, 
(2) STA at NICE, (3) MTA at NICE (4) evaluation by NHS England (5) Evaluation 
through Commissioning managed by NHS England, (6) The CDF managed by NHS 
England and (7) Individual Funding Requests (IFRs) managed by NHs England. 
 
It is important to select the most appropriate route for each medicine in order to avoid 
making inconsistent or inequitable decisions that affect patient access. The process 
through which medicines are assigned to an access route is called topic selection. 
 
Our Patient Charter work on NICE’s HST Evaluation Programme revealed a lack of 
transparency regarding topic selection but indicated that the decisions are taken 
primarily by NICE representatives. There does not appear to be a formal relationship 
between NICE and NHS England in determining which three medicines should be 
selected for a NICE appraisal and how those not selected will be prioritised for 
evaluation by NHS England. This lack of coordination risks some medicines being 
neglected by all the potential routes so that patients must rely on gaining access on a 
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case-by-case basis through the IFR process.  
 
In addition to calling for topic selection to be carried out in an open and accountable 
way, patient representatives were keen for these issues to be addressed by requiring   
NICE to share more of the responsibility for topic selection with NHS England. They 
felt that this is necessary to reflect the fact that NHS England evaluates and/or 
commissions the majority of rare disease medicines. Patient representatives also 
agreed that as valuable stakeholders, patients should be given the opportunity to 
comment on the proposed work streams of NICE and NHS England and for their 
views to be considered before the work streams are finalised.   
 
Patient representatives welcomed the ability for NICE to be held to account by the 
Department of Health. They agreed that this was important for ensuring that topic 
selection resulted in the most appropriate medicines being appraised by NICE. They 
also suggested that the Department of Health was well positioned to oversee 
collaborative work by NICE and NHS England on monitoring the mandated uptake of 
NICE recommended products and the implementation of NICE clinical guidelines.     

 

 

Question 3: How effectively does NICE carry out its functions?  

o What is your experience of working with NICE? 
o Are there any specific areas where NICE could improve its 

performance? 
o Is NICE operating effectively within the health and care system?  
o Are there indicators that could be used to illustrate NICE’s 

efficiency? 
o Do you think that more or less guidance and advice in the areas 

of public health and social care would bring benefits? 
o Has NICE guidance influenced commissioning and impacted 

patient care?  
o Do you have any other evidence on NICE’s performance and 

capability?  

Please give evidence for your answer: 
 
The capacity and eligibility criteria for NICE’s HST evaluation programme 
needs updating 
With the move towards stratified medicine, we will soon see more medicines that, like 
those for rare diseases, are targeted at small patient populations. These will need to 
be evaluated appropriately if the best new medicines are to be made available to 
patients. Patient representatives were concerned that the ability of NICE to contribute 
to the evaluation of these new medicines was limited due to the restricted capacity of 
three HST evaluations a year. If NICE were able to allocate their resources more 
flexibly between the HST Evaluation Programme, STAs and MTAs, NICE would be 
more able to adapt to the future of drug development and ensure that the most 
appropriate appraisal methodology is selected for each medicine. 
 
Patient representatives also raised a number of concerns regarding the current 
eligibility criteria for the HST programme. For example, NICE has asserted that under 
the current criteria, eculizumab (Soliris) would not have qualified for an HST 
evaluation. Patient representatives agreed that medicines such as eculizumab were 
exactly the type they would expect NICE to evaluate in this way so called for clarity 
over the reasons why it would be filtered out and for these criteria to be amended. 
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A key concern was the criterion stating that the medicine needs to be targeted at a 
patient group that “is distinct for clinical reasons”. They were concerned that NICE’s 
interpretation of ’clinically distinct’ has not kept pace with improvements in our 
understanding of disease and does not recognise patient subgroups defined by 
symptoms, genetics or biomarkers. As a result, qualification for an HST evaluation is 
determined by the number of patients with the condition as defined by historic 
characterisation and naming rather than the underlying biological cause for which the 
medicine has been specifically developed.  
 
The current HST eligibility criteria also rule out stratified medicines designed to treat 
patients with rare but molecularly defined forms of common conditions. This is at 
odds with government policy, which aims to augment the development and use of 
‘stratified medicines’, tailored to the genetic or molecular basis of an individual’s 
condition. An example is ivacaftor (Kalydeco), a medicine that has been developed to 
treat the 5% of cystic fibrosis patients whose condition is the result of a specific 
genetic mutation. NICE’s current criteria do not recognise this subgroup of patients 
as ‘clinically distinct’, and therefore the medicine would not be evaluated through the 
HST programme as the number of patients affected by cystic fibrosis (over 10,000 
people in the UK) is too great.  
 
Work to update NICE’s interpretation of ‘clinically distinct’ could be undertaken as 
part of NICE’s existing engagement with the Technology Strategy Board’s 'Stratified 
Medicine Innovation Platform'.  
 
NICE should consult on its interim methods and processes for HST evaluations 
in order to implement recommended improvements    
The UK Strategy for Rare Diseases, published by the Department of Health in 
November 2013, makes a number of commitments aimed at improving access to 
high-quality care and treatments for patients affected by rare conditions. One of the 
commitments in the Strategy is: “Ensure that there are appropriate procedures for 
evaluating the costs and benefits of treatments for patients”. NICE is responsible for 
fulfilling this commitment 
(www.gov.uk/government/uploads/system/uploads/attachment_data/file/285770/rare-
disease-commitments.pdf).  
 
The Strategy outlines the need to develop appropriate procedures for evaluating the 
benefits and costs of treatments that is transparent and robust enough to take 
account of the particular challenges that occur when evaluating treatments for rare 
diseases. Through our Patient Charter, we have made a number of 
recommendations for how NICE’s current methods should be improved to achieve 
this. These include:  

 clarifying the nature, use and impact of the patient evidence submission and 
feeding that back to patients; 

 enabling patient representatives to speak at NICE’s Evaluation Committee 
meetings to avoid filtering the patient voice; 

 improving the methodology of health economic calculations so that they are more 
applicable to rare diseases e.g. replacing the EQ-5D; 

 working with medicine regulators to provide advice to companies regarding 
clinical trial design and data collection, and guidelines for the manufacturer’s 
evidence submission. 

Indicators for measuring efficiency 
It would be valuable to record the proportion of orphan medicines licensed by the 
EMA that are evaluated by NICE, NHS England or are accessed by other routes or 
not made available to patients in the UK. This should also look at how long patients 
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wait for access between when a medicine is licensed, when it is appraised and when 
it is made available to them on the NHS through any route of access.  

 

 

Question 4: How do NICE’s functions impact on users and 

stakeholders?  

o Is NICE proportionate in its focus and application?  
o Does NICE’s guidance and recommendations make a positive 

impact on the health and care sector?  
o Do NICE’s functions go too far or not far enough? 

 

Please give evidence for your answer: 
 
Given that we expect more stratified medicines to be developed, there is a question 
to whether NICE is proportionate in its focus on STAs and MTAs compared to HST 
evaluations. Given also that NHS England is responsible for evaluating more rare 
disease medicines that NICE, there is a question as to whether there is proportionate 
funding allocated to NICE and NHS England for medicine evaluation purposes.  

 

 

Question 5: How does NICE engage and collaborate with users and 

stakeholders? 

o How effective is NICE’s communication and engagement with 
the public and wider stakeholders? 

o How effective is NICE’s relationships with regulators and other 
organisations in the health and care system? 

o How effective is NICE’s relationships with industry and 
professional bodies? 

Please give evidence for your answer: 
 
NICE must take action to improve patient engagement during technology 
appraisals in line with the negative feedback in their patient expert survey 
Only a small number of the patients that we engaged with in the development of our 
Patient Charters had direct experience of being involved with a rare disease 
medicine appraisal outside of the HST evaluation programme. Those that had been 
involved overwhelmingly reported having negative experiences. 
 
This poor patient experience is in line with the findings of NICE’s own ‘Technology 
Appraisal Patient Expert Survey 2012 Report’. The report revealed that fewer than 
half of surveyed patient representatives felt that the issues relevant to patients were 
adequately represented at the Appraisal Committee meeting. Many described the 
Committee meeting as ‘hostile’ or ‘intimidating’, with too few opportunities for patient 
representatives to share their views or raise issues they felt were relevant.  
 
These findings were particularly concerning for representatives of the rare disease 
patient community as the majority of respondents to the NICE survey were patient 
experts who had participated in more than one technology appraisal. If these 
practiced patient experts can find NICE’s appraisal processes challenging, both 
technically and emotionally, it was felt that it would be even harder for rare disease 
patients and patient groups, who may only ever have one opportunity to be involved 
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with a NICE medicine appraisal. Patient representatives agreed that unless NICE 
took steps to improve patient experience, rare disease medicine appraisals would 
suffer disproportionately from a lack of patient voice. 
  
As highlighted in NICE’s report, the Chair of the Appraisal Committee plays a key 
role in making patient experts feel welcome and enabling them to effectively inform 
the deliberations of the Committee. Where patient representatives reported positive 
experiences of NICE Committee meetings, either in NICE’s survey or in the 
comments received from patient representatives at the workshop, the influence of the 
Chair on the tone of the meeting was significant.  
 
In contrast, the lay lead on the Appraisal Committee seemed to have less of an 
impact on patient experience. In fact, only 65% of respondents to NICE’s survey 
even knew such a Committee member existed. Patient representatives at the 
workshop reported a lack of interaction between themselves and the lay lead prior to 
the meeting, and were not made aware of who the lay lead of the Committee was 
even when at the meeting. Ambiguity over the role of the lay lead, and their 
effectiveness at presenting the patient perspective, was an issue that patient 
representatives also raised in regard to the Patient Charter on HST evaluations.  
 
Another issue raised by patient representatives was that the STA and MTA 
processes are harder to engage with as a patient organisation than as an individual 
patient. This view appears to be supported by the fact that 45% of the respondents to 
NICE’s survey were individual patients or carers not associated with a patient 
organisation. Patient representatives called for NICE to ensure that individuals and 
patient groups are both given the opportunity to contribute to meetings as each can 
bring different but equally valuable knowledge and experience to the Committee.  
 
Specific to improving patient engagement during the HST evaluation programme, 
patient representatives made the following recommendations in our Patient Charter: 

 Patient communities involved in an HST evaluation should be supported in the 
formation of patient groups if they do not already exist 

 Mentoring and support for all patient groups should be available from a NICE-
contracted third-party 

 NICE should seek out existing and newly established patient groups for the 
duration of the HST evaluation process 
 

With regards to the development of clinical guidelines, NICE should also consider 
designating a position on the Development Committee for a representative of the 
relevant patient organisation(s).  

 

Question 6: Could NICE reduce costs or improve performance through 

efficiencies? 

Yes/No [please delete as appropriate] 
o Is NICE an efficient organisation? 
o Are there any areas where you think NICE can reduce costs? 
o Does NICE make the most effective use of its assets?  

 
 

Please give evidence for your answer: 
 
It may be valuable to compare the resources NICE requires to carry out an HST 
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evaluation, to that needed by NHS England and that needed by the CDF in light of 
the time, detail and work load of each of these medicine evaluation routes. As 
mentioned in our answer to Question 1, it may also be worth exploring the 
circumstances in which it may be more cost-effective to carry out an evaluation at 
NHS England or the CDF in place of a NICE HST evaluation.  

 

 

Question 7:   Is the body, and its approach, sufficiently able to identify 

and respond to challenges in the Health and Social Care sector? 

 

Yes/No [please delete as appropriate] 
o Does NICE work as a coherent whole or as distinct and separate 

units? What are the consequences of this? 
o Does NICE have the right skills to carry out its functions and 

respond to future challenges? 
o Is NICE responsive to changes in the wider health and care 

system? 
 

Please give evidence for your answer: 
 
Recognising the role of NHS England in evaluating rare disease medicines 
As outlined in our response to Question 1, we have some concerns that NICE has 
not responded sufficiently to the change in the commissioning structure for rare 
disease medicines following the passing of the Health and Social Care Act 2012 that 
led to the establishment of NHS England. We would like to see closer working 
between NICE and NHS England in order for a coherent system of medicine 
evaluation and commissioning to be established.  
 
Preparing for stratified medicines and advanced therapies 
As outlined in our response to Question 3, we are concerned that NICE is 
insufficiently prepared to carry out appropriate and timely appraisals for stratified 
medicines or advanced therapies. At present, these innovative new treatments are 
being considered through appraisal routes that have not been designed to take 
account of the specific challenges that they pose for the evaluation of clinical 
effectiveness or health economics. We would like to see NICE update its 
methodologies to better reflect the requirements of future appraisals to ensure that 
patients are not prevented from accessing innovative new treatments because the 
necessary evaluation methodologies are not in place.  
 
Developing a position on the impact that the Pharmaceutical Price Regulation 
Scheme has on cost-effectiveness calculations in medicine evaluations 
The new Pharmaceutical Price Regulation Scheme (PPRS) has been in place since 
1 January 2014. Genetic Alliance UK has observed all of the HST Evaluation 
Committee meetings for eculizumab. From these meetings it was clear that whether 
the new PPRS should be taken into account as part of cost-effectiveness 
calculations, and if so how, remains an unanswered question at NICE. This resulted 
in considerable confusion and distraction at the Evaluation Committee meetings. The 
patient group were the only stakeholder to tackle the question of how the PPRS 
might alter the budgetary impact of making the medicine available.  

 

 

Question 8:  Does NICE follow best practice governance arrangements? 
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Yes/No [please delete as appropriate] 
o Is NICE open and transparent where appropriate? 
o How well are risks identified and managed? 
o Are effective financial management processes in place? 
o Does NICE recruit the best people through open and fair 

processes? 
 

Please give evidence for your answer: 
 
In Genetic Alliance UK’s capacity as observers and participants in a number of 
meetings we have found NICE’s adherence to relevant governance to be excellent. 
 
Although not a governance issue, we would like to note here the lack of transparency 
around topic selection at NICE. This was one of the key concerns raised by patient 
representatives in our Patient Charter. NICE have gone someway to addressing this 
by improving their website for topic selection and holding a workshop with 
stakeholders. We would like to see continued work to make as much of the topic 
selection process and outcomes as possible open and publicly accessible.   

 

 

Question 9:   Are there any other issues or evidence the review team 

should take into account?  

Yes/No [please delete as appropriate] 

Please give evidence for your answer: 
 
Value-based Assessment (VBA) 
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.  
 
The proposals that NICE made regarding VBA were in themselves 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, was not sufficient to 
achieve this and merely represented a reshuffling of the evidence and metrics that 
NICE already collect and use. The result was a VBA framework that lacked 
transparency, consistency and predictability, risked disadvantaging some disease 
areas and was over reliant on QALY calculations.  
 
Throughout the development of NICE’s VBA proposals, Genetic Alliance UK had also 
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, was 
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. 
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This did not a give a true reflection of the spectrum of patients likely to be affected by 
VBA. Since this consultation we have increased our role in PIN to help prevent 
patients from being similarly disenfranchised in future.  
 
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. 
 
We have been further disappointed by the fact that following NICE’s consultation on 
VBA work on formally considering burden of illness and wider societal impacts during 
medicine access decisions has now stalled.  
 
We felt that the way that NICE structured their VBA consultation, with respondents 
being required to answer ‘Yes’ or ‘No’ to each question, made it possible for NICE to  
report that stakeholders were irreconcilable on the issue. This enabled them to 
legitimately cease working on VBA. This was in contrast to our experience of 
discussing the proposals with other stakeholders. Despite starting with either “yes 
but...” or “no but...” both the patient community and the pharmaceutical industry 
agreed on the general principle of incorporating VBA into NICE’s methods and made 
many of the same recommendations to improve NICE’s proposals.  
 
We are concerned that despite all the time and resources NICE invested into 
developing a proposal for VBA, they now have no intention to pursue this further. 
This represents another example of NICE’s unwillingness to make changes to its 
existing procedures.  
 
 

Please return completed forms by: 
 

Email to:  TR-NICE@dh.gsi.gov.uk 
 

Or  
 

Write to:  NICE Triennial Review Team 
Department of Health 
Richmond House 
79 Whitehall 
Room 220 
London 
SW1A 2NS 
 
 
 
 
 

mailto:TR-NICE@dh.gsi.gov.uk
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Annex I 
 

Option  Questions  

Remain in its 
current form 
(Executive Non-
Departmental 
Public Body) 

Is the function necessary and carried out effectively?  
Does the current form support innovation and the wider health and care 
system?  Does it contribute to economic growth?  
Does the current form provide the right degree of oversight and 
governance? 
Are there appropriate incentives to encourage continual improvement? 

Merge with another 
public body? 

This might be with a government department, another arm’s length 
body, or a local government body. 
Would this function be better delivered by a government department? 
Does it need to be conducted at greater arm’s length from government 
than currently applies? 
Are there other organisations with which synergies could be obtained 
through merger? 
Can this function be delivered more effectively by local government?  
What are the risks and benefits of moving the function?  
Could efficiencies be made by delivering the function through a different 
model?  

Move into private 
or voluntary 
sector? 

This could mean privatisation, mutualisation, a joint venture with a 
private company, or other potential approaches. 
Is there an existing service provider (or providers) in the voluntary or 
private sector that could deliver this function?  
Can the function be better (more efficiently) delivered by the private 
sector, or delivered under contract by the voluntary or private sector?  
Can the function be delivered by a mutual or social enterprise? (This 
implies employees having a stake in the success of the organisation 
(John Lewis is an example).) 
Could the body increase its revenues through a more commercial 
approach?  
What are the risks and benefits of moving to a more commercial model?  
Are there potential efficiencies that a more commercial model might 
encourage? 
Is this function appropriate for private sector activity?  What safeguards 
would need to apply? 

*** END *** 


