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Skeletal O] B e s
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Sibt | L
Joint stiffness. Sib2 gy gy

1. Based on Tomita K et al., JIMD Reports, 2021, 1-6
2. Based on Seo J.-H et al., MGM Reports, vol.24, 2020, 100630
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BAER R E (CBIF 3Kaufman (KABC 11) S
(JR-141-BR21/22 study)

240

3 ===+ 222 months
(FaEsHiE_EPR)
180
~30 years
120 ~38 years F

I:Z\S' years ~44 years

[«2]
o

o

Age equivalent Score (months)

250 300 350 400 450 500 550 600
Chronological age (months)

1. Based on Roberto Giugliani et al., Molecular Therapy, 29(7), 2021, 2378-2386
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Time to next value

Indication Preclinical = Clinical trials | Filed Approved inBection belnt

MPS type Il ~FY2026
JR-141 (Hunter Syndrome) (Approval in US, EU)
MPS type | N
JR-171 (Fuirle: Syndrome sio) FY2023 (pivotal trial)
JR-162 Pompe disease TBD
MPS type Il A
JR-441 R - FY2022 (phase )
MPS type Ill B
JR-446 (Sanfilippo B Syndrome) 'm [ FY2023 (phase 1)
MPS type VI
JR443 e = 8D
GM2 Gangliosidosis
JR479 (Tay-Sachs, Sandhoff di ) 'm Bl

Zbhboli. KWVEALSD A7 7 LOBETY, JR-141 07/ O0—NILE 3HEABENSEL DI
BthEaNnx L7, JR-17T1IZ7 5V, BAR, ZL CKETE L, F2HaRE*Em+Tcd, £
7=, KEICIE MPS Il ORKRAEN B EINDIFETHY £9, FEBICHFLTWET,

JCRIZE /=B, I— Fx—L®DJR-479 &\ 5 Tay-Sachs EENHRE L7707 7 LOREFEIZD
WTHREXWZLE LT,
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XS Phase Il Interim Results with JR-171: RAD Meeting &
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1600 = Part1
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2 120 | gubject s A
= ’ EMA. FDAL O ABRBRIL
S 1000 | Subject 1 BR(CRIIZYAIOT1 0197
g Subject 5 FRIARZ—F1 ) RHE
c 800 FE
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c «  2023%:
§ 600 | g piact3
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1. Based on Takashi Hamazaki et al., Molecular Genetics and Metabolism, 135(2), 2021, 52-53

T, MNEBEBRTOEBNAAT—H—D 8B L TVWEZEPERINTWET, Fhfzb T
CDIR-1ITIICDOWTIHERBICAKELFTAE L THEY T, FAlcbld. BEIADRYOEEIZ DN
TOT—XERBLAILTWEEZATHY £,

XCR SAYY—ARIERT DUBIR/ A T51> R0 Heeing 23

AR OmE

Basic Time to next value

Indication Research In vivo PoC Process Development inflection point
Fucosidosis + Fucosidase enzyme FY2024 (phase I)
Batten'’s Disease Type | +  Palmitoyl-protein thi - In
(CLN1) 1 enzyme use
Krabbe Disease +  galactocerebrosidase (GALC) | £yp024 (phase I)

enzyme

GM1 Gangliosiosis + Beta-galactosidase 1 enzyme = FY2025 (phase I)

Batten'’s Disease Type Il
(CLN2)

Gaucher disease

« Tripeptidyl peptidase 1

TBD
enzyme

*  Glucocerebrosidase enzyme TBD

a-Mannosidosis * Alpha-mannosidase enzyme TBD

Niemann-Pick disease '- : g\rfiz‘:,;pahi"9°mye""ase TBD
Metachromatic leukodystrophy '— + Arylsulfatase A enzyme TBD
Galactosialidosis + Cathepsin A enzyme TBD

ZHbold, TAYVYV—LHEICEAT L ICROETR— b7+ UFZ2RLTEY 9, FEAERT
DRBIGBEBGENEILINTEE ) A, BEBEIHEILINTWVWD L ZSEF, HIZIE CLN2
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Galactosialidosis

a-Mannosidosis MPS IIIB

CLN1 MPS 1lID 3 Gaucher

Niemann-Pick
type A, B
MPS |1

MPS | MPS IV
Niemann-Pick

type C MPS VI
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Metachromatic
leukodystrophy

MPS llIA CLN2

MPS llIC GM1 gangliosidosis

Fabry

Fucosidosis

GM2 gangliosidosis

Krabbe ‘ MPSVI
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Time to next value
inflection point

Code ‘ Indication Preclinical | Clinical trials | Filed Approved

MPS type Il
(Hunter Syndrome)

~FY2026

JR-141 (Approval in US, EU)

MPS type |

JR-171 (Hurler Syndrome etc.)

FY2023 (pivotal trial)

JR-162 Pompe disease

JR-441 MPS ol m FY2022 (phase I)

TBD

(Sanfilippo A Syndrome)
MPS type Ill B
JR-446 (Sanﬁtﬁlgpo B Syndrome)
MPS type VIl
(Sly syndrome)
GM2 Gangliosidosis
(Tay-Sachs, Sandhoff disease)

FY2023 (phase )

JR-443 TBD

JR-479 ~FY2025

FI. FRERRAT—2ICHBRATTAVIE, TIEE 2Ty FBBALTHBY ELAA. ZDF
TARBIZJR-441 & JR-446 (I2DOWT, RUREVILDT—ZEZBNLIZ-WERBWES, T2
FHBLICERARAY LTWLW3 JR-141 £ JR-1T1 LELL, M IV R 72U VY ZRETUR L BER O
BRI TWET,

JR-441 3> 7 4w RAR, JR-A446 1ZH > 74V v RBAEOBERE LTHEELTHY., X
FEL LLEBREEORAAYEZRBBLTWET, JR-1ITLICEWVWTERAY ZRBLTWE Z
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JR-441 5 RN S EOEMP OHSIRE

Brain § Serum
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o JR-441(3, FIENNSORTTOZEMA R (U-Brain Cargo®) EhSGSHMSRZFEEES>/\IE
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hSGSH: human N-sulfoglucosamine sulfohydrolase JCR Internal Data
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JR-4467#IRAIE SR OMBEPOHSIRE
7 Brain 25 Serum
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WA % H D 50l JR-446 DB, BEEEIIFMEEBICE THREABS & Vo FERITHE>TH
ES

Xeer BZIMYIICEI BIR-446 DPIRFHEADEHAANTE R&D Meeting 33

JR-446 5 LU rhNAGLUDFIRPIISE S# O PEMERRICH 1T S EFPIDHIONT
WZOAF IV OPIEMIEERRICH 1T SZRMIRE

04

1 JR-446, 8 hr
,,, 11 JR-446, 24 hr
% nrhNAGLU, 8 hr
';fq; 0.3 1 hNAGLU, 24 hr
Z a2
58
£ =
% i 0.2 |
£2 .
3
5
§ o1 H

Q) - e— T T i | . ! 8| 15

S L B FH H & & & %“/
A A R A A R
@\’» T

JCR Internal Data

&—-—

YR—F
A% 03-4405-3160 K[ 1-800-674-8375 = SCRIPTS

Asia’s Meetings, Glebally
7UV—=ZATI 0120-966-744 A —JL 7 KL R support@scriptsasia.com
29



FLCLYILDOPADDFICHEY FTH. 2HboDMEOED 1ZI1F JR-441 EFELCCHVWTLT, &
HOTIHIFEACLBREATIIMTT EABTBRTTEDN. £HIWVWoT2EZTANDAFHIZRDH SN
T, JR-446 AN +DBEDNELNELSNTEY £7,

INoEBEELEL T, bbNIFFERIRAVEELELVWLWET A, BEZF--THBY £9, JR-
441 & JR-446, BZ L EHBBHHINETIR-14LI R JR-1ITI TESNTWS &5 HBWERLEE
RTHBONDEIEAIEWVWSIRBEDTT, 5. 1HTHRECEBRBAY ZR-E2 L5 ICEREZED
TW3EZATIEITVET,

JCS R&D Meeting 34

J-Brain Cargo® J'3YNJA—AF4H./O5—
D
ZRBEIVTADER

Tld, TIHBIFFEEZZTIL T, bbb oEBFEMN, £ LT, ZOHBEMICDOWTEHRALZZWL
EBWET,

YR—F
A% 03-4405-3160 K[ 1-800-674-8375 = SCRIPTS

Asia’s Meetings, Glebally
7UV—=ZATI 0120-966-744 X —JL 77 KL X support@scriptsasia.com
30



NICR SHBBEYUFT(ADJI-Brain Cargo®D ARl RETE KALJ Heeting 35

Applicability to
various modalities

(BRBEAUT1ADIGH)

Protein Engineering

(B> IETH)

Combination with
Cutting Edge Technologies
(REhEiieDESE)

Antibody Engineering
(AFI=)
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Oligonucleotide
(ASO, siRNA) Delivery
to the brain and muscle

Enzymes and Proteins Delivery

to the brain and muscle . .
. o to modify gene expression
to replace deficient or missing

enzymes and proteins

Antibody Delivery

LNP (mRNA, low-molecular
to the brain

compound) Delivery
in various formats to the brain and muscle

(bi-specific, tri-specific) to replace deficient or missing proteins

JBC : J-Brain Cargo® Gene/Cell therapy
combined with J-Brain Cargo® technology pave
the way to treat CNS pathologies
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Epi-fluorescence

22

Radiant Efficiency

VHH-Cys-Vivotag* VHH-Cys-Vivotag* N )
(no binging affinity) e
Min = 1.03e8
Max = 2.37e8
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BEORIEHLERICAT TEERHREBIZCE > TWAIEARTHNDEBVWET, —A. EOXHT
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ERIISRLTEBY EFToH, Eho, BELEETFOEEAEEZ NN—THKRLIZK, BEOXRIRL
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Size exclusion chromatography
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R&D Meeting 52
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JCR Internal Data
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JCR’s proprietary protein engineering technology
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Applicability to
various modalities

(BRBEAUT1ADIGH)

Protein Engineering
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