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Development of effective treatment by immune tolerance induction in enzyme
replacement therapy for lysosomal storage diseases
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Lysosomal storage diseases are characterized by genetically deficient activity of
lysosomal enzyme, resulting in intracellular accumulation of various compounds. This causes various
clinical symptoms. So far, about 40 lysosomal storage disease are known. As a treatment, enzyme
replacement therapy is approved for 7 lysosomal storage diseases. However, development of antibody
against infused enzyme negatively impact on therapeutic efficacy. From our study, antibody not only
inhibit the enzyme activity but also cellular uptake of enzyme. Oral administration of enzyme prevent the

antibody formation in enzyme replacement therapy for lysosomal storage diseases.
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