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wu Yong*.

Medical Research Institute, Shenzhen Baoan Women'’s and Children’s Hospital, Jinan University, Shenzhen 518101, Guangdong Province, China

Abstract: Hemophilia A (HA), without a radical cure, constitutes 80%-85% of all hemophiliac cases. Current treatments are based on intravenous infusion of
plasma-derived or recombinant FVIII concentrates. HA patients suffer from recurrent bleeding into joints without conventional treatment, causing
chronic synovitis. In severe patients (FVIII<1%), hemorrhage into the brain can develop, causing early mortality. Since the cloning of F8 nearly 40
years ago, introduction of a functional F8 cassette has become the main strategy for HA gene therapy studies. With the rapid development of
editing, targeted gene therapy for HA offers an alternative over gene replacement strategies.
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