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Real-world data of enzyme replacement therapy with pabinafusp alfa for neuronopathic
MPS-II: Updated clinical data from Japan
3%7:% : Yoshikatsut Eto, M.D. (Advanced Clinical Research Centre & Asian Lysosomal

Storage Disorder Centre, Institute of Neurological Diseases, Kanagawa, Japan)
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Changes in quality of life reflecting neurobehavioral improvements observed by
caregivers/physicians of patients with neuronopathic mucopolysaccharidosis: An

interview-based survey from Brazil following clinical trials with pabinafusp alfa
% # % : Ana Maria Martins, M.D., Ph.D. (Reference Center in Inborn Errors of

Metabolism, Universidade Federal de Sao Paulo, Brazil)
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Long-term neurodevelopmental changes in subjects with MPS II following long-term
treatment with pabinafusp alfa: An integrated analysis from pre- and post-approval
clinical trials in Brazil and Japan

%374 . Roberto Giugliani, M.D., Ph.D. (Federal University of Rio Grande do Sul, Brazil)

HAK O T 7 V0T JR-141 BERRERIZSN L7 MPS 11 #3448 £41281F 5 3 R DRk
FEMORE R Z2R®ET 5, RBRBMREOR RS (DQ) KUOEEE CEREZEHILL,
FEERRA & WIS TEIRR A DRSS A2 08T L=, JR-141 & 5-BH#AFF O DQ 28 70 LA Lo MPSII
FBE TR RRINEERE N IE T R 2 AREMED IR S, DQ A3 70 RiioBEITB W T
JR-141 1T KD RFBFEMOMEFEN A BN, Fiz, WISTEMRE Tk, FIEEICEERR L,
aIa=f—var, BEEEAS L, AESEOMEK CHERFCUERRO bz, 1ZEAE
D B CHEMA N OV b TENR AR D 418 72 2L DNFE D B AL, TERA ATV O BAERY - 1BIE
BOXBNT L 5F42To MPS II #B#(1C JR-141 OFEL T 2 mlREMES R S T,



Intravenous treatment with pabinafusp alfa dose-dependently prevents neurological
impairment and bone deformities in a mouse model of mucopolysaccharidosis type II

J¢#% : Hideto Morimoto (JCR)
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Interim results of a phase 1/2 study of JR-171 (lepunafusp alfa), a novel brain-penetrant

enzyme replacement therapy for MPS 1
%3:% : Paul Harmatz, M.D. (UCSF Benioff Children's Hospital Oakland, United States)
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Nonclinical pharmacodynamics, pharmacokinetics and safety profiles of anti-human

transferrin  receptor antibody-fused N-sulfoglucosamine sulfohydrolase for
mucopolysaccharidosis type IITA

35#%# : Asuka Inoue, Ph.D. (JCR)
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A fusion protein of anti-human transferrin receptor antibody and alfa-Li-fucosidase 1 is

a prospective candidate for the treatment of the symptoms in CNS and visceral tissues

of fucosidosis
%%:% : Eiji Yoden (JCR)
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International online survey of fucosidosis: Key symptoms and the family experience
J¢#% : Kohtaro Hamauchi (JCR)
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Life-span extension in Krabbe disease mice by treatment with a transferrin receptor-

targeted galactocerebrosidase
FEFH . Atsushi Imakiire (JCR)
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Treatment of CLLN1 disease with a blood-brain barrier penetrating lysosomal enzyme
AGT-194

% 3% : Andreas Hahn M.D., Ph.D. (Department of Child Neurology, Justus-Liebig
University GieBen, GieBen, Germany.)
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