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Hagure 1. Pharmacologic agents approved or in dovelopment for Dravet syndrome

Footnater CLY, clobazamy UNS, central nervous system; DS, Drivet syndrome, LGS, Lennox-Gastaut syndromer VPA, valprolc acid.
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TAMDAEREFE{E(status epileptics)

TANAFRIEN —ERFEL EFECRES, FRIFHIFEOEVFEIE
NRIEUTHRIAEL. REDOHIEREAICEMNTR(CEIEULRVVRRE, T
ADAFEVEOIF IR (ZABTE303 SN TN, RIATIES ¢
2 MRIESN TS, BEY B(FE. SHELAIREENEDUX
a3,

TADAEESR - SAFIRE. (seizure clustering)

FONABEFEE(SFERRREIICFEENRIEL . BFEMEOREIIC
(FEEHOEHENHZEDD, BICEENRIET DRIEEMEN
HIIRER]

WMEBRCFVNAREZIRRSEINMDEE
Rapid epileptic seizure termination (REST)

First Aid for Seizure Termination (FAST)
Prolonged seizurelZ¥$ 9 % 2HAX IS

@ Seizure Prolongation
THDAFEE QABA) BIEEFRE (2-59) % TADAERRE (59 E)
Sebmure o
{=Z minutes) Lo e o -I' .F .
) o ;.;_}:
BHRFRME | 4
Seizure cluster gtk
clie repetitive seizires] I J_ =y
_.Mum-«uwmqum L i - =

projong Seyond & minutes, sever 3 of prolonged sezures may
smudite and lead to long-turm physica! and cognitive impairment
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Ex vivo In vivo
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BAIRY 77 IRV A (AAV)ATH—
Ex Vivo Gene Therapy In Vivo Gene Therapy
Retroviral vector. = - Transgene
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stem and il Tlansduwon containing
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-y o 4
\ gy, | Q‘ Postmitotic cells
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High KA, Roncarolo MG.Gene Therapy. N Engl J Med. 2019
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P77 /HH#EIMIA (AAVS) ZFIAUEEEFEBEROMSRE
In vivo Gene Therapy with AAVs

For central nervous system

For eyes sm—
g . eimer's Disease

;ﬁ,bfjrf,g?sge"'ta' + Parkinson’s Disease

- Age related macular + Canavan Disease
degeneration (AMD) + Aromatic Amino Acid

+ Choroideremia Decarboxylase Deficiency

+ Achromatopsia * Giant Axonal Neuropathy

« Retinitis Pigmentosa

+ X-linked retinoschisis) Spinal muscular atrophy (SMA)

« Pompe disease

« Gaucher disease

« Fabry disease

« Mucopolysaccharidosis Type Il For muscles

+ Neuronal ceroid lipofuscinoses +» Duchenne muscular dystrophy (DMD)
» Linked myotubular myopathy (XMTM)

Lysosomal storage disorders

Current Clinical Applications of In Vivo Gene Therapy with AAVs.
Mendell JR, et al. Molecular Therapy.2021 Feb 3;29(2):464-488. doi:
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Progress and problems of gene therapy agents
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