MyPEAK-1 Phase 1b/2 clinical trial design

Study Objectives
« Safety, tolerability
- Dose-finding Cohort 1 S Cohort 2 3
Pharmacodynamics =S 2 N=3 2
(3E13 vglkg) 2 (6E13 vg/kg) o
. : o m
Design Patients dosed = Patients dosed =
« Open-label, multi-center, dose- sequentially 2 sequentially o

escalation and dose-expansion

« 52-week trial period with four-year

safety and efficacy follow-up Optional dose Optional dose
expansion -
« Cardiac biopsies at baseline, post- > €Xxpansion
dose and ~52 weeks (effective \ J
with Cohort 1, patient 3) !
N=Up to 24

Patients may be dosed in parallel
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TE NAYA DSMB: Data Safety Monitoring Board 1

rrrrrrrrrrrrr vg/kg: vector genomes per kilogram
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