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HFHEE BIREH EEmE sy
LUXTURNA 2017 $850k BEERERESZ NOT 1 — Spark/Roche 108 AIZ2A $65M#3
ZOLGENSMA | 2018 $2.1M SMA"! (Avexis)/Novartis (‘f@f‘%ﬁ%ﬂ; )ﬁ $1.38%3
HEMGENIX 2022 $3.5M MA5%B uniQure/CSL Behring SAADBMECIA $3.28™
Vyjuvek $631k/EHE - DEB™ Krystal 100/ AC3.5-20.4A ~$200M*2
s
ROCTAVIAN 2023 $2.9M MAHA BioMarin 5FADBEME[CTIA $11B%
Casgevy $2.2M CRISPR Tx/Vertex
SCD FPAUAC10BA >$2B#°
LYFGENIA $3.1M Bluebird
Lenmeldy $4.25M BEAMRESIMOT 1 — Orchard/KyowaKirin 105 ADFERIZTA 2
beqvez 2024 $3.5M IMA5%B pfizer SAADBHECIA $3.28™
ELEVIDYS $3.2M DMD™ Sarepta 3500 A DB FHERICTA $4.1B™

H#8: National Organization for Rare Disorder, #2 Fierce Biotech #3&4t D1 JH -1  #4Grand view researchtt #5 Fortune Business Insight
*1: Spinal muscular atrophy (BREIEFEHEE) *2: dystrophic epidermolysis bullosa *3: Duchenne muscular dystrophy *4 Delvelnsight

9

Copyright and proprietary to Modalis

MODALIS




10

BER

1. B2M¥MDO R EY D
2. RBRKR

3. iRk

- BEREROI7AF2ACDONT

4. Q&A



11

1. B2U¥E D REY D

O1 04

MDL-101(ZINDIC s . I DIEFEHRFEZ ENDEESE(L

[ (3 T RIERPRALER BYIE &R
EZITH




12

AT 54 >DRR
MDL-1017ZZ -l & UTZHHRERRER D A — DA U CTHIFE

HIHARAFE/AIERPR BRPREER
REL U—R IND A ERSIL
Code / %ELEE Fﬁﬁ*ﬁ gﬁ?/ﬁﬂj‘h El@'ﬂ: EnObllng ﬁu%ﬁﬁ Eitgﬁ

---—
I I B )

MDL-104  SIA)F— Modalis —

MDL-206 ’ﬂ%f/ c Modalis ‘

MDL207  RSAMEREE Modalis —

*1: LAMA2-related congenital muscular dystrophy = SERMFHZ X hOT 1 —1ARL,
*2: Myotonic Dystrophy Type 1 =fgBEMEZ A ROTJ« —18S

*3: Duchene Muscular Dystrophy (7213 > XBFHZ A MOT+ —)

*4: facioscapulohumeral muscular dystrophy =Z8HEjs B _EBEFHZ A MO T« —
*5: Dilated Cardiomyopathy L3RRS DERAE
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Good news and bad news
MDL-101 DREFRERER A D (F2025F 1HICEIED—A T, ODDH KURPDDICEREE

J1751>o1n O sepne

2025 1H
(CHERA
IR EARS/ RBEE 2024/12 | - 2026/12

= o NIV

VBIEROR . LAMA2-CMD

ODD afd RPDD

IND filing
filing
. ~
DM]1 KEFDAIC a
A= 75 | -
DMD E
. J—hFUSD,
Tauopathy - >' DS R ED
: BEFLE=IR
Angelman i
Dravet :
i~
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« Orphan Drug Designation (4% E527E)

« BRPREVERES FH ORISR
« FEFERIR EDRER
&7 FBOHMEIHIDRE

- Rare Pediatric Disease Designation (/IMNE2&HAMEESRTE)and Priority Review

Voucher Programs
s HERHBROEBIEER/\DUF v —OMNE5 (M6 < BEHEEFHET)
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MDL-101-001 I x—X1/2 A—T>SX) HASHHERERDOME

- LAMA2-CMD 3464 Aiindr 3L\
TN TDEE(BER)

- PRSIV Lama2iBEFDER
and/or FIRICHSITDLAMA2 ~
JINDEDBERMET

- B EICHBITDIEEM
- BRI TOBAIH EEE

IVEER S 245 R-)—F72 & S5&E7+0—7v 7

MDL-101 {EF & (N=5)

2BIEHABE (C—F —
MDL-101 & (N=5)

BTN 7R S — 5 DEUS

Natural History Study (B A#F@EREEHER NCT06354790) & DELE:
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CRISPR-GNDM®ZA{E 5 f=MDL-101 DRIEEKRT —4F [CR T DX aHKK

9 bioRyiv
% *j: t LJ T THE PREPRINT SERVER FOR BIOLOGY
i 7:: %%*}J 0) New Resuits

Efficient and durable gene activation by Cas9-mediated epigenome editing Fosted May 05,2024
in vivo

il SRS

Yuanbo Qin, Talha Akbulut, Rajakumar Mandraju. Keith Connolly, john Bechill, Farzaneh Assadian, Alison Shottek,
Seth Levy, Jamie Benoit, Tetsuya Yamagata

dol: https://doiorg/10.1101/2024.05,03.592438
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4th Annual
: Next Generqtion gEII:ILE%-HERAPY

Gene Therapy Vectors SUMMIT-20 N

TR
U™

68 11-12H(CBoston MATR{E 7H8-10H(CBoston MATRAE

A LAMAZ

— FUIROIPF —

4% SLoRI Modolns Theropeutlcs advances a
CELL & GENE f | novel gene therapy for LAMA2-CMD
l“ 5 Modalis Therapeutics has made significant strides in developing a gene therapy technology aimed at treating

o Aaly 00-10, 2024 (Hybeld)
Q Botton Marriott Newton Hotel
Boston, MA ‘

LAMA2-congenital muscular dystrophy (LAMA2-CMD).
p »‘,.v i
- »
~
anz'_ !'Ponso' (fs‘“ y . Earlier this year, the / released promising findings based on studies conducted in mice and non-human
J primates imonkeys). These studies have demonstrated the potential efficacy and safety of their approach, marking a

y: SCIE N'% // ! , }-" 5o pivotal step towards potential future clinical trials in humans
Breakthrough Preclinical Results

BEFAERDT A N CTEILOEDHEALHET

Copyright and proprietary to Modalis M(_') DA L | S

26




8RICHE2DDH> I 7 L ATHRTFIE
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SUMMIT

SRR
JEEE: In-Process Stability Testing with Novel
AAV Capsid Variants
HBig: 2024 £ 8 H 20 H 12-12:30PM EST

ttw= 3> %: Gene Therapy CMC & Analytics:

Potency Assays, In-Process Testing
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27

i

Copyright and proprietary to Modalis

"\ Gene Therapy
/) Immunogenicity Summit

Prisritize Safety § E Gene T

SRR
JERE44: Counter-balanced immune response against
Cas?-mediated epigenetic modulation induces
durable therapeutic efficacy
HEF:20248H22H 12PMEST
w3 >%: Talkking Immunogenicity For Gene
Edited Product
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specific AAV Research Engine)Z it B i H
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2. AAVZEERIE %
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.- Poweéred by-

InsightMiner™

s e = v e W Life Sciences | 2024 Top Cell&Gene
s i e i e ~ | Tx company in APAC
w R B wia Am. R e /\f by Lifescience Review
e (&)
° ° . . MY Wi oA G aFLERL =] =
InsightMiner™: Hongik Univ. 5 EL s Sontn et s AF
Prof. Park JoonFFMDAIZ X7 n Baby unicomigit(2024/6)
By The Ministry of SMEs and Startups @
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MDL-101 : ERFRA D ZRR TERIFINHREZITVVAN S, WiTLT/\— b FUSTERR(CEITT/\— b —
IR DRERAE E3F5H,

MDL-201, 202 : $fBY/)\—= 3 > TEBMDOFT—FEE%Z1TV). BHD/(— b U2 IR KR EFIRR,
MDL-104: Genixcurett & OHEIRATHFEOREEHFiE

FTOMDT OIS A : BHICTHIRAERZMGET. MR AR —FDESRERDNEEME(CROES
IN— b FU D ZEDTITSFE,
Copyright and proprietary to Modalis MO DA LI s




MDL-201, 202
DY T
| CAE. Fix

« UTRN453F. FETEE(6H)

+ METHOD FOR TREATING
MUSCULAR DYSTROPHY BY
TARGETING UTROPHIN GENE
ChEASE R
No.201980075173.0

- DMPK%FEF. HETERR(6H)

+ METHOD FOR TREATING
MUSCULAR DYSTROPHY BY
TARGETING DMPK GENE
CN113785066B
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LAMA2-CMD

CNFETODIEW SEPESNSIVIILAR—>
X 2ARREET)L TDPoC + Data presentation (Aug x2)
PILEBITDY—TY RIS A + ODD and RPDD
Pre-INDZE/ + GLP-Tox
& T O RO « GMP&i&
Data presentation (June and July) * IND

EMETILICBITBPoCHEIEL
« MDL-201 (DMD)
* MDL-104 (5D A )\F—)
» MDL-205 (> 2 T)LN EREF)
* MDL-207 ( R SGEIREE)

MDL-103 (FSHD)
MDL-105 (DCM)

JCREDHFEATRE
Ginkgo Bioworks & D1t
GenixCurett & DMOUFFS
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20244E12AK1 55 2 MaHA

R

2023 12HHA

B 2MU+H (A)

2024512754
FE20UFH (B)

XN - - -
EXEH 1,044 838 A206

HFRAFEE 906 716 A190

IREHE 138 122 A6
HEMN & A1,044 A838 A206
EE D A995 A780 215
SRAFER S A1,033 A78]1 252

SEEH

MDL-101 DEEFRRERN\DEFEA (GRERER
MDL-202Z SO BHETIVNATSA > OMBREE (E(C. AMFE. SBEBESOMTHMRIE. =K
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20245F12RAH0 B2 MH3R]  BAFHIRIR

2023 12H 8k 20244F 123 8A ==
(A) 2 UHER (B) (B)—(A)

(BHM)

IRENERE 1,956 1,332 A623
HWEARUEE 1,883 1,278 A 605
BEEERE 69 77 7
20 09 s
mEaE 198 103 A95
EE&E 447 193 A254
= =T 645 297 N349
MEESE 1,380 1,112 N267
2,025 1,409 A616
Bo&ARLER 66.8% 77 9%
NOTE

- SRS ESIIR T AEIFLE DR (C K D . BIE&ERA (250875 H)
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>harma Dealmaking: Time for a Rethink2” by Lumanity at Swiss HLG Conference 2024



AERHREZEDHIE

2O fRIB LRGN RBL IR T RHE(T 1R S 140FETFHHE
(SRIRMMERIEIESRIALT) (4T REfMERIEIESRIALT) (ITHEEMERIEIESRIAMT)
BN FES EVO FUND
FEFERE 7.00{EM 16.35/2M(@101M) 7.45(2M(@101M)
RiTREB 202448H7H
SAFRER 202448H6H
=] 202448H23H
£FIR 2% 5% 5%
bl 100.0M - -
IR 0% (€O - o—1R>) = -
Si#DExin - fTREMMEE 93.4M 101M

3G BE(CERZEREIRCEITS
#RAEF9EX 100%(CAEIE
(EERTERS| B#&fEx90% N FIR)

1E5IB&E(CERESIRCHEIFD

BRI - fTEEMEADEE #£{x92.5% (C{E1E

THRERIR - {7 H/M2A 50.5M
BEKRRE 7,494,640 - 13,861,360k 17,500,0004 7,500,000%
R @ 19.0% - 35.1% 44.3% 19.0%
BHESILE @ 82.4% - 98.5%
QL&A : B L O—JLRIE : BATAM EZIMEDESECE O—ILEIE | EfRHENZE L TLVRL\E
ity 3 &. J—)Lajke
Tw NERIE : MED T IREREUEABL T &
eI o AT DRV D TERIEER - -
=R BT ENETAE
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