Anatomy of an AAV Vector
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Goal: Optimizing Transgene Expression
Liver-Targeted AAV Gene Therapy Research for Hemophilia A and B

Patient Selection

As the target organ to produce therapeutic protein, liver health is
considered in patient selection. Specitic liver-related criteria used
in hemophilia gene therapy trials include:

v No significant liver dysfunction
No significant liver fibrosis ¢

Post Gene Transfer

Clinical trials tor hemophilia have followed
a similar protocol tor monitoring and
management of the liver post-infusion:

Monitor liver enzymes

Typically weekly immediately tollowing
§ \ and gradually less tfrequently through the
\ first year following gene transter.
Manage liver enzyme elevations with
Immunosuppressants

[\ Use immunosuppressants in patients who

experience transient transaminitis.

Transient liver enzyme elevation

and/or immunosuppressant use has been observed with all
investigational liver-targeted AAV gene therapies being researched

for hemophilia A or B

Liver-targeted

AAV gene therapy research for hemophilia A or B Up to
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