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Hematopoietic stem cell gene therapy using engineered enzyme with high
penetrating ability for mucopolysaccharidosis type I1

SHIMADA, Yohta
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Mucopolysaccharidosis type Il (MPS Il) is an X-linked recessive lysosomal
storage disease caused by a deficiency of iduronate-2- sulfatase (IDS). Progressive accumulation of
glycosaminoglycan (GAG), which is the substrate of IDS, leads to various symptoms including central
nervous system involvement. In this study, we analyzed the efficacy of hematopoietic stem cell gene
therapy (HSCGT) using engineered IDS with high penetrating ability on a murine model of MPS II.
Similar GAG reduction was observed in the visceral organs of MPS 11 mice between HSGCT using
engineered IDS and control IDS. However, HSCGT using engineered IDS improved the GAG accumulation in

CNS of MPS 11 mice compared to HSCGT using control 1DS.
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