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What is NICE?

• prevent, diagnose and treat disease and ill 

health in most effective ways

• reduce inequalities and variation

• ensure quality and value for money for the 

NHS

An independent institute that identifies how to:



Why was NICE created?

Slow uptake of new technologies and practices

Widespread variation in the nature and quality of care

Growing public concern and increasing media criticism

Government commitment to improve the quality and range of 

care

Prospect of significant reinvestment in the NHS



The NICE portfolio in 2019
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Is NICE guidance mandatory?

6

• NHS organisations are legally required to provide access 

to drugs we have approved through our technology 

appraisal and highly specialised technologies 

programmesYes

• All other NICE guidance (clinical guidelines, public health, 

social care etc) is advisory, not mandatory. It is a 

summary of the evidence of what works, but it is not 

intended to replace clinical judgement.No
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The technology appraisal/ 
evaluation  process



Two programs 

Single Technology Appraisal (STA)

• Single technologies, single indications, close to marketing 

authorisation

• Can consider rare and more prevalent conditions 

• Cell and gene therapies 

• Run since 2006, takes ~9 months

Highly Specialised Technology (HST)

• Evaluates technologies for very rare diseases 

• Run since 2013, takes ~9 months

• Cell and gene therapies 8



NICE Technology Appraisals

• Formal referral by the Secretary 
of State for Health (Department 
of Health and Social Care) to 
NICE required

• A review of clinical and economic 
evidence leading to 
recommendations on the 
appropriate use of new and 
existing technologies for the NHS 
in England 

• Mandatory funding direction 
9



Appraisal
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What does NICE Do? 

It asks what works? and how much does it cost?
Health Technology 
Assessment takes into 
account both 

• clinical effectiveness 

• and cost
effectiveness

Does it 

contribute 

to more 

efficient 

use of 

resources?

Value for 

Money?

Evidence-based way of guiding the efficient allocation of health 

care resources



Overview of Process
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Costs: ALL the costs associated with 
the pathway of care
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Cost of Drug

Cost of 

inpatient stay

Cost of 

physiotherapy

Cost of managing 

adverse effects

Cost of outpatient

visits

Cost of community

care



Combining costs and benefits: Incremental 

cost effectiveness ratio

Incremental cost per additional QALY

Technologies associated with an ICER <£20,000 – 30,000 

per QALY gained are usually considered a good use of 

NHS resources

ICER=

New treatment costs
Current treatment 

costs

QALYs with new 

treatment

QALYs with current 

treatment

-

-

= £/ QALY 

gained
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Appraising the evidence – structured decision-
making
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Recommendations

Clinical effectiveness Cost effectiveness

Non-health benefits

Uncertainty

Social value judgements

Fairness and equality

Innovation

Robust Consistent Transparent
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Affordability considerations
The budget impact test
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Budget impact test & managed implementation

Reconcile the roles of NICE and NHS England

→ Clinical & cost effectiveness → Effective service delivery

Flexibility in the adoption of cost-effective, high budget impact 
technologies

• Balance value and affordability

Budget impact threshold: £20m/year in first 

3 years

Negotiate access 
arrangements

Variation to the 90 day 
funding direction
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Budget impact and NICE decisions

A high budget impact will mean that the NICE committee will want to 

be very confident, i.e. more certain that an intervention is cost 

effective

The NICE TA committee cannot decide not to recommend something 

just because it has a high budget impact
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Understanding how NICE 
develops highly specialised 
technologies evaluations



High cost of 
development

Need for 
innovation

Small 
population

Limited scientific 
knowledge 

(including natural 
history)

Exceptional 
unmet need

Lifelong 
impact

Effect on 
carers, family, 

society

High cost
Evidence 

limitations
High potential 

benefit

The Highly Specialised Technology 
Programme

Evaluates high-cost technologies for exceptionally rare conditions, for commissioning by NHS 
England

Value for 

money?
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Perspective of a HST evaluation
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Value

Nature of 

condition

Impact of 

Technology

Cost to 

NHS and 

PSS

Value for 

money

Indirect 

and non-

health 

benefits

Delivery of 

specialised 

services



Updated interim methods for HST (2017) – QALY 
weighting
ICER<£100,000 per QALY gained → likely to be recommended based on the plausibility of inputs to economic mode 

and/or certainty around the estimated ICER

ICER>£100,000 per QALY gained → the committee will consider the size of the incremental QALYs in relation to the 

additional weight that would need to be assigned to the QALY benefits for the ICER to fall <£100,000 per QALY gained

As part of consideration of value for money, other factors still contribute to decision-making

Inc. QALYs QALY weight

≤10 1

11 – 29 1 – 3 (using equal increments)

≥30 3
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Why this approach?

• Acknowledged that treatments for 

very rare conditions command a 

premium in the health system 

• assessed against our current 

standard threshold - None of these 

treatments is cost effective

• Need to offer an objective, 

systematic, transparent and 

repeatable approach to deciding 

whether to fund new treatments

• Clarity for stakeholders 

• Using incremental QALY gain as a 
way of illustrating, quantitatively, 
what actually matters to patients 
(incremental therapeutic benefit)

• Higher ICERs are only acceptable 
when associated with higher 
QALY gain

• What matters most and what will 
attract the highest premium, is 
therapeutic benefit.



Advanced therapy medicinal product 
(ATMP)
A medicine for human use that is based on genes, cells or tissue engineering:

• gene therapy medicines: these contain genes that lead to a therapeutic, prophylactic or diagnostic 

effect

• somatic-cell therapy medicines: these contain cells or tissues that have been manipulated to 

change their biological characteristics or cells or tissues not intended to be used for the same 

essential functions in the body

• tissue-engineered medicines: these contain cells or tissues that have been modified so they can be 

used to repair, regenerate or replace human tissue;

• combined ATMPs: these contain one or more medical devices as an integral part of the medicine.

2/11/2020

Source: Regulation (EC) No 1394/2007 and Directive 

2001/83. 



C&G therapies: what is new-different-
difficult?

• High upfront cost and uncertain long-term effectsPotential for a cure

• Lack of funding

• Multi-stakeholder expertise

• Expensive manufacturing process

• Complicated logistics

Frequently developed by 

SMEs/academics

• RCTs – impossible?

• Limited generalisability and external validity

• Small sample sizes

• Surrogate/intermediate rather than final/clinical outcomes

• Short trials – maintenance of effect?

• Unknown future adverse effects

Limited evidence



Exciting times
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Key issues in showing clinical and cost effectiveness in ATMPs

28

Key Issues for ATMPs 



Challenges for in the new landscape

Non-comparative trials Heterogeneity of 

populations

Surrogate endpoints with 

unclear

Small sample sizes 

Early regulatory approval 

with short-term follow-up 

and ethical consequences

Poor Natural History data




