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Study Design, Objectives & Methods
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caused by mutations in the iduronate-2-sulfatase (IDS) gene. ® : JR-141-301 study Jﬁé{"{lo_jgjgsitggy JR-141-BR21 study JR-141-BR22 study
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antibody and IDS. It is designed to cross the BBB and thereby address both the somatic

and neurologic signs and symptoms of MPS 1. Study Design A phase lI/lll open-label, single-group, multicenter .
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* Phase Il and II/lll studies have demonstrated that JR-141 stabilizes or improves the * Bayley Scales of Infant and Toddler Development, Third Edition y Lesly 2 sites (Brazil)

neurological disease burden in subjects with MPS I, suggesting it may prevent Development Assessments (BSID-II)
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study in Japan on the changes in neurocognitive and adaptive function upon treatment _ _ cap _( ) Disease severity* Severe (14 patients), Attenuated (5 patients)

with JR-141 Disease severity* Severe (20 patients), Attenuated (8 patients) | | o | | | o

. * Judged by medical monitor, based on the subject’s mutation, age, AE and other information(e.g. sibling’s phenotypes)
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