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Develgpment of A Cell Based Therapy for Animal Models for Lysosomal Storage
Disorder
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Instead of enzyme replacement therapy (ERT) for lysosomal storage diseases
(LDSs), cell replacemant therapy of mesenchymal stem cells or iPS cells is estimated its validity and
safety using Sandhoff disease (SD) mouse. Urinaly oligosaccharides of SD mouse were tritium-labelled and
analysed structurally using lectin affinity chromatography and HPLC. It contained the same
oligosaccharides, GIcNAcl-2-Man3-GIcNAcOT as human’ s one. It was indicated that serum enzyme activity of
SD-scid mouse was recovered 5-15% of wild type by transplantation of iPS cells
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M6PR Dom9-Sepharose column(0.5ml)
afinity profile of B-hexosaminidase in
Detroit & F657 media
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Hex activity of the serum of iPS injected SD/scid mouse in 45days
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