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Retroviral vector for 
hemophilia A gene 
therapy

A new retroviral vector could be useful for increasing the safety of 
gene therapy for hemophilia A. The vector was used to transduce 
cells with an engineered factor VIII variant that has better 
secretion and lower immunogenicity than an earlier variant. In 
a mouse model of hemophilia, injection of hematopoietic stem 
cells containing the vector improved the hemophilic disease 
phenotype without eliciting a significant immune response. Next 
steps include confirming the safety and efficacy of the approach in 
a canine model of hemophilia A.
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