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Preparation of device for mucopolysaccharidosis treatment using iPS cells and
gene modification system
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Mucopolysaccharidosis (MPS) and Krabbe®s disease are diseases in which
substrates are accumulated and damaged by enzyme deficiency. In this study, we used the
disease-derived iPS cells to differentiate into organ lineages, evaluated the therapeutic effect of
gene modification systems such as viral vectors, and aimed to realize autologous therapeutic
therapeutic devices. MPS type VII, Krabbe"s iPS cells have been successfully created and maintained.

At first, we try to induce differentiation of neural cells from iPS cells derived from Krabbe"s
disease model mouse, and successfully induce differentiation into nervous system spheres. However,
the induction of differentiation into neural lineage-derived base cells and individual lineage
neurons was not sufficiently successful, and we have not succeeded to shift to comparative
experiments with and without gene transfer using lentiviral vectors.
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CNPase: oligodendroglia, GFAP: astroglia, NeuN: neuron
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