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Development of novel gene therapy targeting age-related macular degeneration
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In this study, we developed the safe and efficient novel ocular gene delivery syst
em to the age-related macular degeneration. We successfully prepared the stable nanoparticles (pDNA-PEI ¢
omplex: PEI complex, pDNA-PEI-gamma-PGA complex: PGA complex, pDNA-PEI-CS complex: CS complex) by optimiza
tion of the mix ratio. The PGA complex and CS complex showed high gene expression comparable to PEI compl
ex. While PEI complex showed severe agglutination of vitreous body and cytotoxicity, PGA complex and CS c
omplex showed no agglutination of vitreous body and no cytotoxicity. We also developed siRNA-PEI-gamma-PGA

gsiPGA complexes). The siPGA complexes showed high silencing effect comparable to commercial vector (lip
ofectamine) without cytotoxicity.
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