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Establishment of treatment strategy by stem cell transplantation for I-cell
disease model mouse
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In this study, we attempted to analyze pathology and develop stem cell
transplantation therapy mainly on multienzyme deficiency of enzyme without treatment, among
lysosomal diseases called I - cell disease (ICD). IPS cells were prepared from human ICD patient
fibroblasts and differentiated into various organ donor cells to clarify the structure of a
characteristic metabolic disorder (structural carbohydrate) around organs. As a result, lysosomal
enzyme requirement for each organ was clarified, cells having optimal degradative enzyme secretion
properties were transplanted into model mice, and the therapeutic effect and comprehensive safety
were analyzed and evaluated
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