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Neurobehavioural and somatic improvements observed in MPS I patients treated with
lepunafusp alfa (JR-171): report of four cases (PO-238)
Presenter: Ana Maria Martins, M.D., Ph.D. (Federal University of Sao Paulo, Sdo Paulo,
Brazil)
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Gene therapy for GM1 gangliosidosis mediated by AAV vector carrying BBB-penetrable
enzyme (PO-211)
Presenter: Saki Matsushima, Ph.D. (Division of Gene Therapy, Research Center for

Medical Sciences, The Jikei University School of Medicine, Tokyo, Japan)
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