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Introduction

m Valoctocogene roxaparvovec uses a recombinant adeno-associated virus (AAV) gene therapy vector to deliver a B-domain—deleted
FVIII coding sequence to hepatocytes and enable steady, endogenous factor VIII (FVIII) expression in people with severe
hemophilia A1

m As of this data cut, clearance (defined as three consecutive BLQ or negative gPCR samples) of blood, saliva, semen, stool, and

urine was achieved by 7 (5.2%), 134 (100%), 132 (99.2%), 113 (84.3%), and 134 (100%) participants, respectively (Table 1)

Table 1. Vector DNA biodistribution and shedding following 6x1013 vg/kg valoctocogene roxaparvovec infusion

Blood biodistribution and full-length vector genomes

m In blood, vector genomes transitioned from initial noncontiguous forms
into full-length forms over time; by week 52, the majority of vector DNA in
whole blood was full-length (Figure 2A)

— The fraction of ITR fusions steadily increased over time, indicating
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