








Gene therapy 
Targets

High Unmet Need

Rare Disease

Very Rare Disease

• Adm. Invasive
• Uncertain Long-term

• Urgency
• Exceptionalism

• Recruitment 
constrained 

• Standard trial design 
impossible

Gene Therapy Clinical Trials – Uniqueness 















TAKE HOME MESSAGE

• Standards of evidence for Gene Therapy must guarantee proof of 
efficacy and solid safety data.

• GTCT will necessary be smaller than trials for traditional therapies 
because of scalability issues.

• GTCT major advantage is the potential large effect sizes of the therapeutic 
benefit.

• Management of the expectations both for participants and health 
professionals (and media) is critical.
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