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Development of a novel therapy (gene therapy) for metachromatic leukodystrophy
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Enzyme replacement therapy is a promising treatment for lysosomal disease,
but the presence of the blood-brain barrier is generally a major obstacle to effective treatment
strategies for lysosomal disease associated with CNS degeneration. The aim of this study is to
develop an innovative therapy for the non-invasive and safe long-term enzyme replacement therapy for

CNS disease of metachromatic leukodystrophy (MLD), which is associated with extensive
neurodegeneration throughout the brain.

We have reported the efficacy of intrathecal administration of AAV vectors in the treatment of an
adult mouse model of MLD, showing improvement of CNS lesions, and confirmed that intrathecal
administration of AAV vectors is more effective than intravenous administration of AAV vectors,
requiring less vector.
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