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Integrated long-term efficacy and safety data on enzyme replacement therapy with
abinafusp alfa for neuronopathic mucopolysaccharidosis type IT (MPS-I1): Updated

clinical data from Japan and Brazil (Abstract 81)

Presenter: Yoshikatsu Eto, M.D., Ph.D. (Institute of Neurological Disorders, Advanced

Clinical Research Center, Kanagawa, Japan)
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A global phase III study of pabinafusp alfa (JR-141) for neuronopathic
mucopolysaccharidosis type II: updated study design (Abstract 154)
Presenter: Toshiaki Ikeda (JCR Pharmaceuticals)
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Recovery of retinal function in MPS II mice by treatment with pabinafusp alfa (Abstract

155)

Presenter: Atsushi Imakiire (JCR Pharmaceuticals)
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Efficacy and safety data (52-week) from a phase 1/2 trial and extension study of JR-171
lepunafusp alfa) used in enzyme replacement therapy for patients with MPS I (Abstract
113)

Presenter: Roberto Giugliani, M.D., Ph.D. (Federal University of Rio Grande do Sul,
Porto Alegre, RS, Brazil)
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Enzyme replacement therapy with a blood brain barrier-penetrating antibody-fused
alpha-Li-iduronidase prevents bone deformities in a mouse model of

mucopolysaccharidosis type I (Abstract 229)
Presenter: Hiroki Morioka (JCR Pharmaceuticals)
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The impact of lepunafusp alfa (JR 171) on the disease burden in MPS I: Patient reported
outcomes (Abstract LB-39)

Presenter: Ana Maria Martins (Reference Center in Inborn Errors of Metabolism,
Federal University of Sao Paulo, Brazil)
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A phase I/II clinical trial of JR-441 for treatment of Sanfilippo syndrome type A (MPS
IITIA) (Abstract 234):

Presenter: Nicole Muschol, M.D. (University Medical Center Hamburg-Eppendorf,
International Center for Lysosomal Disorders (ICLD), Hamburg, Germany)
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