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Evaluating	(&	Paying	for)	Gene	
Therapies	and	ATMPs

Andrew	Briggs,	DPhil
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Review NICE’s Task & Finish Group Report on ATMPs

Review Towse & Fenwick’s ‘Uncertainty & Cures’

Propose an additional solution

Concluding statement

‘Keep	Calm	&	Carry	On’	or	‘Make	Do	and	Mend’?
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NICE 2020

Task & Finish Group Methods Report 
covering:
• AMTPs
• Histology Independent Cancer Drugs
• Horizon Scanning
• Devices & Diagnostics Regulation
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Task & Finish Group Conclusions: ATMPs

•Uncertainty of the evidence
• absence of evidence of long-term benefits
• use of single-arm studies
• small patient numbers
• lack of reliable utility values
• difficulty in identifying the appropriate 

comparator
•High costs of the treatment
• sensitivity of the ICERs to the discounting rate
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Histology Independent Cancer Drugs

• Explore assumptions of homogeneity of treatment effects 
across histologies (consider Bayesian hierarchical models)
• No single approach to constructing the counterfactual will 

provide robust estimates of relative effectiveness … 
consider several alternatives
• Exploration of the cost effectiveness of the drug in 

histologies not included in the clinical trial
• Consistent approach to the inclusion of genomic testing 

costs 
• Use of net health benefits rather than only an ICER for 

decision uncertainty because they take the size of different 
subgroups into account.
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Q: Why should one-and-done treatments be reimbursed
at one-and-done prices?

Inverse discounting in three easy steps:

1. Calculate the net-present value of treatment
2. Annualise over the expected lifetime
3. Inverse discount to give the original NPV over the lifetime

Inverse	Discounting: an	alternative	mechanism
to	reimburse	‘one-and-done’	treatments?

10



11/20/23

6

Inverse discounting: an illustration (3.5%)
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Inverse discounting: an illustration (1.5%)
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Senate House was the 
Ministry of Information's 
headquarters in London 
during World War II

14



11/20/23

8

15

• No evidence that we need to ‘amend’ the methods of HTA/Cost-
effectiveness to accommodate ATMPs

• Nevertheless: there is a challenge if ‘one and done treatments’ are only 
offered with ‘one-and-done’ payments

• Paying for ‘one-and-done’ treatments as if they are ‘repeat dose’ cures
• Reduces the uncertainty for the decision maker
• Effectively a simple ‘outcomes-based risk sharing agreement’

• (a little less simple if failure of cure is not immediately life threatening)

• Inverse discounting would allow skew towards more distal outcomes 
further reducing risk while maintaining NPV for manufacturer

‘Keep	Calm	&	Carry	On’	or	‘Make	Do	and	Mend’?
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Thank	you	for	listening
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