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Disease models

Transgenic mouse model 
of hemophilia as a screen 
for immunogenicity 
of Factor VIII–based 
hemophilia therapies

A mouse model of hemophilia expressing human Factor VIII could help 
screen for risk of an immune reaction to Factor VIII–based hemophilia 
therapies. In the transgenic models, human Factor VIII did not elicit 
antibodies, whereas human von Willebrand factor (vWF) did result in 
vWF antibody production, suggesting tolerance toward Factor VIII. Also 
in the transgenic models, a pegylated form of human Factor VIII that was 
immunogenic in humans elicited antibodies, but a nonimmunogenic, 
pegylated form of Factor VIII did not. Future studies could include using 
the models to test other Factor VIII–based therapies for immunogenicity.
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