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Develgpment of A New Biologics Product (Cell based product) for Lysosomal Storage
Disorder
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The cell transplant treatment is regard as the only cure cure for the congenital
metabolic disroder, and development of the safe and effective new cell transplant treatment are expected.
In this study, | examined effectiveness and safety of the cell based product using the in vitro and in
vivo models of SD. The hexosaminidase activity and storage in the fibroblast from SD mouse were improved
after cocultivation with the iPS cell derived differentiated cells by the mechanism of cross-correction.
Next, | transplanted iPS cells product to SD-scid mouse. In 45 days of transplantation, The serum Hex
activity was restored to around 5-15% of the normal mouse. It was thought that an evaluation of the
effectiveness of this new biologics product (cell processing product) was enabled by evaluating endpoints
such as the improvement of the overall survival rate.
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Hex activity of the serum of iPS injected SD/scid mouse in 45days
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