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BEEMNTNDE, EYURNERE ) D/\DTU—R

AV 3 mm Pipeline/Target indication Stage of Development

. * MDL-101/LAMA2-CMD IND enabling
Modalis 2016 PUblic CRISPR-GNDM x AAV  * MDL-202/Myotonic PreIND completed
Therapeutics Dystrophy Type 1(DM1)
Series A DNMT-KRAB fusion PCSK9 for NHP study reported at
Tune 2020 ($40M, Dec dCas? x LNP hypercholesterolemia? ASGCT2023
Therapeutics ; HBV
2021)
Series B DNMT-KRAB fusion PCSK9 for cardiovascular Mice study reported at
Chroma 202] ($135M, Mar ~ dCas9 x LNP disease ASGCT2023
Medicine '
2023)
Series A Casl12f-fused with EPI-321/FSHD Mice study reported at
Epic Bio 2022 ($55M Jul demethylation ASGCT2023
2022) enzyme x AAVrh74
Moonwalk 2003 Series A Not known Not known Not known
Bioscience ($57M 2023)

Copyright and proprietary to Modalis MO DA L I S




2024 62K B FDAICER SN, SBEFIBR(IUNFERIN
EEORINET(C. BETEREBHESHNSEBEESAES—5 Y NEIEA

US TR s NI BAL FIaEEs

FigRE B BFLSRIR
(USD)
BEGMHEER
LUXTURNA 2017 $850k S22 KO7T+— Spark/Roche 10 AIC2A $65M#3
RPE45
i Novartis 1B ADFFERICTIA v
ZOLGENSMA 2018 $2.1M SMA (Avexis| CKETHRI~2.55 N $1.3B
, uniQure [~ #3
HEMGENIX 2022 $3.5M MAJ%B CsL Behring 3P ADBEHEICTIA $88M
B - \ _

Vyjuvek $631 k&“ = DEB™ Krystal 10073 A(C3.5-20.4 A ~$200M#2
ELEVIDYS 0023 $3.2M DMD"® Sarepta 3500 ADBFHERICTA $4.18%4
ROCTAVIAN $2.9M MARA BioMarin 5F ADBEHEICTIA $262M#4

Casgev 2.2M CRISPR Tx/Vert
9°vY ¥ SCD x/Vertex 7 XUHITI0FA > §2B15
LYFGENIA $3.1M Bluebird
EaMaE - =1t
Lenmeldy $4.25M SZ hOT 4 — Orchard/KyowaKirin 10 ADFRERCTA 2
2024
beqvez $3.5M MA&J%B pfizer KYSPNOL=I: PN $88M#3

HiE8: National Organization for Rare Disorder. #2 Fierce Biotech #3&4tD T JH -1 b #4Grand view researchtt #5 Fortune Business Insight

s

*1: Spinal muscular atrophy (BREMEAZEMEAE) *2: dystrophic epidermolysis bullosa *3: Duchenne muscular dystrophy
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AT SA > DRR
MDL-1017 s & LT RHERRERE D 4 — DA L TR

FDHARASE/RkGAR HRPRETBR
Fé*% U—R IND a ERGIL
COde /Jﬁ% Fﬁﬁ*& ﬁ?/ﬁﬂ?‘h Eﬁ'ﬂs EnCIbIIng Hlﬁﬂﬁﬁﬁi :;Tlt.%ﬁ

---—
N —

MDL-104 A/ F— Modalis —

moL2os TTTERYTE Modais )

MDL207  RSAEERE Modalis )

*1: LAMA2-related congenital muscular dystrophy = SE RS MO T 1 —1AE,
*2: Myotonic Dystrophy Type 1 =figBEMEZ A O T« —18S

*3: Duchene Muscular Dystrophy (213> XBH I ~OT 1 —)

*4: facioscapulohumeral muscular dystrophy =EaHjs B LB A RO T« —
*5: Dilated Cardiomyopathy HE3EELCEHRAE
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IA—HR - INATS5A4>DRR
MDL-101DERERERERA D (C T A — DA URN S, BHED/\ATS1 > %iEDH D,
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LAMA2-CMD () ()
Pre-IND filing response IND filing
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AN (R LIRS 23] (44
Annua Next Generation Gene Therapy

Vectors Summit)
2024F6H12-14H. @Boston MA
Title: “Epigenetic Editing with CRISPR-GNDM®:
MDL-101 1s a Novel Muscle-Tropic AAV Vectors
for the Treatment of LAMA2-CMD *“
202456148 11:15AM CKEEEFRR)
7w 324 Beyond AAV: HIGHLIGHTING
BOUNDARY-PUSHING VECTOR PLATFORMS

Presentation

o ' — LA 43%%7%4%\/%(66” and
Gene Therapy GT)

20244E7H8-10H. @Boston MA

Title: “Epigenetic Editing with CRISPR-GNDM®:
Novel Muscle-tropic AAV Vectors Deliver
Iér/c\)ArBls‘!ng Single-dose Tre2024,nt for LAMAZ2-

HEF: 202487H8H 10-12AM CKEEEFERR)
ttw = 324 Gene Editing Breakthroughs &
Therapeutics Approaches
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2024FF12A8 S 1R BREIRR

2023128580k 2024412848 =%
(A) 1 PUER (B) (B)—(A)

TRENEE 1,956 1,485 AN470
BE&KUTES 1,883 1,413 AN470
EE&ERE 69 72 3
TENEE 198 151 N46
Eha =l 447 395 A51
645 547 198
MEESST 1,380 1,011 /368
BEMEESST 2,025 1,559 A466

HE &KX 66.8% 62.9%

NOTE

- SR ERFIR TR E LB OHRIRICK D BESERA (S08HH)
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