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Review Reports: Regenerative Medical Products

| EEas | EE LB g,,.‘....:;_;_ﬁ The following English translations of review reports are intended to be a reference matenal to provide

convenience for users. In the event of inconsistency between the Japanese originals and the
translations, the former shall prevail. PMDA shall not be responsible for any consequence resulting from
use of the English versions.

The review reports were selected for translation among those of new regenerative medical products that
recently received marketing approval, in consideration of relevant factors including the novelty and
prionty.

Brand Name Non-proprietary Name Approved In English Japanese
Abecma idecabtagene vicleucel January 2022 g g
Alofisel darvadstrocel September 2021 | e
Breyanzi lisocabtagene maraleucel Iarch 2021 | g
Collategene ﬁzz;r:ﬂt;gene Iarch 2019 g ™
Delytact teserpaturev June 2021 | g

human (autologous)
HeartSheet skeletal myoblast-derived September 2015 g ™

cell sheet

FEE - https://www.pmda.go.jp/english/review-
services/reviews/approved-information/0004.html
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AAV Vector-based Gene Therapy (GT) Products

AAV Vector-based GT Submissions to OTAT
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FDA Cellular, Tissue, and Gene Therapies Advisory Committee (CTGTAC) Meeting
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Toxicity Risks of Adeno-associated Virus (AAV) Vectors for Gene Therapy (GT)
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Severe Adverse Events
in AAV Vector Clinical Trials

Toxicity Serious Adverse Event Vector

Route of

Administration

Serotype

Hepatotoxicity Elevated liver enzymes, serious AAV9 SMA Intravenous
liver injury
Elevated liver enzymes AAVS5 Hemophilia Intravenous
Liver failure AAVE XLMTM Intravenous
TMA - il Thrombocytopenia, hemolytic AAV9 SMA, DMD Intravenous
I 4% 0

o anemia, acute kidney injury

= EEE

Neurotoxicity DRG neuronal loss AAVY GAN Intrathecal
(DRG Histopathology)

Neurotoxicity T DRG neuronal loss AAVrh10 ALS due to mutation in Intrathecal
(DRG Histopathology) SOD1

Neurotoxicity Abnormal T2 hyperintensities AAVrh10 Late infantile Batten Intraparenchymal
(Brain MRI) disease

www.fda.gov TMA, thrombotic microangiopathy; DRG, dorsal root ganglion; SMA, spinal muscular atrophy; XLMTM, X-linked myotubular myopathy: DMVD, 6
Duchenne muscular dystrophy; GAN, giant axonal neuropathy; ALS, amyotrophic lateral sclerosis; SO0, superoxide dismutase 1 gene

FDA Cellular, Tissue, and Gene Therapies Advisory Committee (CTGTAC) Meeting
#70September 2-3, 2021

Toxicity Risks of Adeno-associated Virus (AAV) Vectors for Gene Therapy (GT)
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