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A novel gene therapy by full-length coagulation factor VIII
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The following results have been shown by this research
(1A novel RNA vector can carry genes up to 13.5 kb altogether. We detected an activity of
coagulation factor VII1 (FVIII) in the culture spernatant of transfected cells. Concentration of
FVITl was the same between a culture of full length (FL) FVIII secreting cells and B domain deleted
(BDD) FVIII secreting cells.(2)We observed a therapeutic effect by transplantation of mouse FVIII
secreting cells to hemophilia A mice.(3)Only local distribution of RNA vector was confirmed after
intramuscular injection, subcutaneous injection, intraperitoneal injection or enema by both in vivo
and ex vivo gene therapy, under non-invasive bio-imaging. We used iRFP gene carrying RNA vector to
observe distribution or migration of gene transduced cells using a fluorescent detector.
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