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Basic Information

(@ Sponsors: UniQure Biopharma B.V. é% Vector: AAV5

and CSL Behring
BB Multi-center €3 Multi-national

: X 54 Actual enroliment |£ Data available: 18 months

Intervention

Study Population

Z@_‘i Congenital hemophilia B: Single intravenous infusion
°~ . Severe or moderately severe of AAV5-hFIXco-Padua
 Currently on FIX 1-2% prophylaxis (> 150 days of exposure) (AMT-061)

8 Age: 2 18 years

1 dose: 2 x 10" gc/k
No history of FIX inhibitors ; ose: 2 x 10" ge/kg

Outcomes

Primary Outcome Measures 9 Secondary Outcome Measures

 FIX activity levels + Endogenous factor IX activity at  * % of patients who discontinued
- Annualized bleeding rate 6, 12, and 18 months after routine prophylaxis
(based on all bleeding treatment + Improvement on International
episodes) * ABR vs standard of care with Physical Activity Questionnaire
prohylactic therapy (iPAQ)
* AAV antibody titers * Improvement on EuroQol
« ABR (rate of spontaneous 5-Dimension 5-Level
bleeding and joint bleeding) questionnaire (EQ-5D-5L)

visual analogue scale (VAS)
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Phase 2B: Von Drygalski A, et al. Blood Adv.
2019;3:3241-3247. June 27, 2018 ! September 2021 March 2025

Pipe SW, et al. N Engl J Med. 2023;388(8):706-718. Study Starts . Actual Primary | Estimated Study
o Completion é  Completion
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