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Establishment of novel gene and cell therapy for Hemophilia without viral vector

MATSUI, HIDETO

3,600,000

FVITI

FVITI
7

FVILI Thromboe astometry ROTEM
FVITI 6

piggyBac
piggyBac

Hydrodynamic gene delivery (HGD) is considered to be an alternative
candidate to viral vectors. Previously, we tested the HGD in hemophilia A mouse model with the
combination of non-viral piggyBac transposon vectors which can transfer the full-length FVIII
transgene. As a result, we confirmed the sustained FVIII expression for over 300 days without any
immune responses (Matsui H, et.al. PLos One 9(8) el04597, 2014). While HGD system is effective and
safe in small animal such as mouse (20-25g body weight), the major challenge is in applying this
functioning procedure in the patients with hemophilia A. In the current study we focus on an
assessment of the safety of liver-target HGD in dogs as the first step toward hydrodynamic gene
therapy in clinic.
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