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1 Introduction

The National Institute for Health and Care Excellence 
(NICE) plays a vitally important role in ensuring patients get 
timely access to new medicines that are clinically and cost 
effective. The methods used by NICE to appraise medicines 
(and other health technologies) [1] are currently undergoing 
extensive review. As noted by Boysen and Watson [2], this 
was an important commitment agreed to in the 2019 Volun-
tary Scheme for Branded Medicines Pricing and Access [3].

The review is arguably the most important examination 
of NICE’s methods in its 20-year history, because the types 
of new medicines in the pharmaceutical industry pipeline 
are very different to those seen previously. Advances in sci-
ence mean we have new medicines for previously untreatable 
diseases, often very specific to a small sub-set of patients. 
Medicines are being developed to treat patients earlier on 
in the disease pathway, with novel mechanisms of action 
that in some cases are potentially curative [4–7]. There are 
significant developments in areas like gene-editing technol-
ogy, stem cell treatments, exosomes and chimeric antigen 
receptor T-cell therapies [8].

As these medicines come to the market, health technology 
assessment (HTA) methods need to evolve to ensure their 
value is comprehensively captured. NICE’s methods review 
provides a timely opportunity to make the changes needed, 
so that patients can access the latest treatments.

2  Key Areas for Focus

Sculpher and Palmer consider key areas of NICE’s methods 
and developments in approaches to economic evaluation [9]. 
NICE has set out the expectation that some of the challenges 
identified may not be resolved and will likely be beyond 
the reach of the current review [2]. We believe the broad 
scope set for the review, with appropriate support from key 
stakeholders, will allow NICE to make the changes that are 
necessary. Ensuring NICE uses state of the art HTA methods 
is important from a global perspective, not only to ensure 
NICE is seen as a world-leading HTA body but also to help 
make the UK an attractive place for life sciences companies 
to invest now that we have left the European Union.

From across the many important areas included in the 
review, we have selected three areas on which to focus in 
this response.

2.1  Broader Value Framework

The quality-adjusted life-year (QALY) framework is impor-
tant because it provides a comparable measure of health 
benefit for different technologies in different therapy areas. 
However, it has been argued that a rigid QALY-based deci-
sion-making framework does not capture all of the benefits 
of a health intervention that are accrued by patients, their 
families and carers, the NHS and society [10].

NICE acknowledges this to some extent by attempting 
to capture a small number of other factors or ‘elements of 
value’ (i.e., beyond QALY gains) in a deliberative way, but 
the impact of these in and across different Appraisal Com-
mittees is not always clear or consistent [9]. There are also 
currently two circumstances where NICE applies ‘modifiers’ 
via QALY weightings, for end-of-life (EOL) medicines [1] 
and for ultra-rare disease medicines in the highly specialised 
technologies programme [11].

When introduced in 2009, the EOL criteria reflected the 
need to provide access to new cancer medicines that were 

This piece comments on the following papers https ://doi.
org/10.1007/s4027 3-020-00888 -5, https ://doi.org/10.1007/s4027 
3-019-00882 -6.

 * Victoria Barrett 
 vbarrett@abpi.org.uk

1 The Association of the British Pharmaceutical Industry, 
London, UK

http://crossmark.crossref.org/dialog/?doi=10.1007/s40273-020-00918-2&domain=pdf
https://doi.org/10.1007/s40273-020-00888-5
https://doi.org/10.1007/s40273-020-00888-5
https://doi.org/10.1007/s40273-019-00882-6
https://doi.org/10.1007/s40273-019-00882-6


902 P. Catchpole, V. Barrett 

primarily being developed (at least initially) for end-stage 
cancers [12]. We argue this binary measure now needs to 
evolve to better account for improvements in quality of 
life as well as increased life expectancy, acknowledging 
improvements in the standard of care, with medicines being 
licensed for use earlier in the disease pathway and with novel 
mechanisms of action to target tumours and help combat 
drug resistance [13]. The EOL criteria could be replaced 
with a severity-based modifier that is not binary and reflects 
a broader view of the impact a condition has on a patient’s 
life. This would enable NICE to take forward concepts first 
worked up in its value-based assessment consultation in 
2013, which considered how ‘burden of illness’ could be 
incorporated into the decision-making framework.

In addition, the review needs to consider how NICE’s 
decisions can more comprehensively reflect the value of 
medicines by more explicitly including other value elements 
and non-direct health effects; for example, rarity of the dis-
ease treated, experience of care and impact on families and 
carers, in a broader decision-making framework. A more 
formal mechanism for transparently taking these factors 
explicitly into account is needed.

2.2  Managing Uncertainty

Uncertainty is an unavoidable aspect of healthcare decision 
making, and this is particularly true in HTA [14]. There is an 
increasing gap emerging between the evidence requirements 
needed for regulatory decisions and those for reimburse-
ment, and a growing tension between the desire to provide 
patients with fast access to new medicines and making reli-
able decisions to support routine commissioning. The char-
acteristics of the types of new medicines in the pipeline, 
the emergence of more targeted therapies for ever smaller 
patient populations and the earlier scheduling of appraisals, 
all amplify this challenge [7, 8].

Mechanisms like the Cancer Drugs Fund, and potentially 
the proposed Innovative Medicines Fund [15], have helped 
provide pragmatic solutions by enabling NICE to grant condi-
tional approvals whilst additional data is collected, benefiting 
thousands of NHS patients. However, these mechanisms are 
only suitable for situations where additional data collected over 
2–3 years can help address the uncertainty. There needs to be a 
better distinction between uncertainty that can be addressed at 
the time of appraisal or through short-term additional data col-
lection and that which is inherent in the condition/medicine that 
will not be resolved in the short term, or potentially cannot be 
resolved due to ethical considerations. The review should seek 
to improve how NICE Appraisal Committees are presented 
with and subsequently consider different types of uncertainty 
in a more pragmatic manner. Introducing more methodological 
complexity is not necessarily the answer in an already resource 
constrained environment. A strategic dialogue between the 

government, NHS England, NICE and the industry needs to 
establish a shared view of the appetite for decision risk and 
how it should be shared and managed. This has implications 
for both NICE’s appraisal methods and how managed access 
agreements are negotiated with NHS England.

2.3  Discounting

The discount rate currently used by NICE [1] is no longer 
aligned to HM Treasury Green Book guidance [16] and the 
latest evidence [17–21]. There is some debate in the aca-
demic literature as to whether discount rates for costs and 
health effects should be common or differential [17–21]. 
Given the costs included in economic models are not 
accounted for in the NHS as equivalent to QALYs, there is 
a case for having a differential discount rate, akin to NICE’s 
perspective on this between 1999 and 2003, when discount 
rates of 6% for costs and 1.5% for health effects were applied 
[20]. The review should seek to align the discount rate for 
health effects to HM Treasury Green Book at 1.5% [16].

3  Making Meaningful, Evidence‑Based 
Changes in a Sustainable Way

NICE’s role is pivotal for the pharmaceutical industry and 
the medicines ecosystem but, as Boysen and Watson [2] point 
out, there are other inextricably linked parts of the system 
and there is an overlaying normative view on what NICE can 
consider as ‘cost effective’. We believe the review can deliver 
meaningful change but agree more work needs to be done 
across the system to ensure that (a) the NHS can continue to 
use the most effective treatments and (b) the UK remains a 
priority launch market for global pharmaceutical companies.

The changes made to NICE’s methods must be evidence-
based, pragmatic and able to be operationalised efficiently 
within a time- and resource-constrained environment. We 
support NICE’s ambition to find the right balance in its new 
Methods Manual, ensuring it is sufficiently prescriptive to 
support companies with their submissions whilst retaining 
flexibility so that appraisals are appropriate for each medi-
cine in question and its supporting evidence package [2].

Meaningful changes can be made in a sustainable way 
given the existing affordability mechanisms in place to man-
age expenditure on branded medicines, including the Voluntary 
Scheme for Branded Medicines Pricing and Access and the 
Statutory Scheme [3]. Together these ensure complete predict-
ability of spend for the branded medicines bill for the NHS, 
which will not grow by more than 2% in any of the next 4 years. 
This guaranteed level of maximum NHS spend provides the 
necessary financial headroom to allow NICE to introduce 
meaningful changes to its methods without risk to the NHS 
budget.
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4  Conclusion

The evolution of the regulatory and HTA environments in 
the UK will be critical success factors in attracting future 
investment from the global life sciences industry now that 
we have left the European Union. In turn, NICE’s meth-
ods play a key role in helping to achieve this if they can be 
made fit for the future and able to comprehensively assess 
the value of the medicines in the pharmaceutical industry 
pipeline. A continuous approach to evolving appraisal meth-
ods based on the latest evidence and need for adaptation will 
help sustain NICE as a world-leading HTA body and the 
NHS as a world-leading healthcare system.
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