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GRONINGEN

GENE THERAPIES MAY FIT IN HTA AS

o Use of surrogate endpoints

o Use of historical controls

o Detailing mandated further clinical studies

o Quantifying decision uncertainty

o MEAs: risk sharing, payment plans, discounts, …
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ARE GENE THERAPIES ALWAYS NOT COST-EFFECTIVE?

•

•Company: incidence at 3 diagnoses/year, Patient group: 6-10

• €594,000 per case  
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ARE GENE THERAPIES ALWAYS NOT COST-EFFECTIVE?

•

•Discounting has major effect on CE of interventions with LT-effects

• Bit comparable to investing in an infant vaccination program 
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VALUE FRAMEWORK
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GENE THERAPIES MAY FIT IN HTA AS

o Broad value framework can be implemented in societal
perspective

o Adapt methodological aspects, such as discounting

o Expensive competitors enhance cost-effectiveness

o Managing budgets through investment funds, payment in 
arrears…
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