2024FEK
R B

is the Key

BRARHEIUR
MODALIS G K 4080

Copyright and proprietary to Modalis 2025352H 20H




AERODHURICDWNT

< AERUE, BIERIROCRADAZENE L CAHDYERLIZEDTH D, BHA

], K > ﬁﬁﬁuE%ODHR SEIA T (d55 B

K s HAREZE (;t%gwm —t @ﬁi&(g

L [FBEFEE>CNSORFEZRITI(C. St
TOZLETEXEA.

—\\d_l_thSl
IC‘OE‘ {
ST

H&

. Kaﬂcﬁﬁéntb L IR DRE. AEl. ™ %@M BliRE U
TOEITH, 5@& ﬁ&liasr( I EC DT, Lt ﬂbi@ AT
&?55@?@@0&& % ﬁhﬂ%éﬂh1ﬁm %mhLﬁ?QZQ
BENDCENBDET SCEk (CDULYTC, =TMm(C
%m@ﬂaabh HAB M®EMTﬁﬁ§THﬂﬁ?5;tﬁtgiﬁh
SRR RO T SI0h, WREH C T, BRBHICE,_
5J [FHF D] F=icld [aIaeEN S mo&o&%ﬁ&@H%@%ﬁﬁ
E3N %gbhﬂ%ﬁﬁiﬁ%wﬁ%beﬁﬁ%a F£9 (CNBICRE
éh%ﬁ@f@@biﬁh) H%hﬁm ﬁfl??%@hﬁ%ﬁthbféﬁ
DESEOLIMCESNTNES ZDI NSOFERIBIRE, FRLRU Y
bTﬁE%%kE% =N. W@%ﬁ@H%Eﬁh%miT@ RSN TEBED EE
*mm(;§f65iﬁAb\a§D§g—o L/j_ D\D_C ‘l‘f%lﬁﬁ&(géﬁm(umﬂg—5u&®7&
WEDTEELIZE,

%7
amSFNA S

tIIIZI—|
<

f

o« KERIOERCHIZD ., B FHENAFARERS S BDIEHROEEM, EEMH
PERE(CHHILL mﬁ&thi?Oéﬁ@#ﬁ5F$®§%& FHEMSH DN
G E C OV CIHEDRIZ1T> CH 5. €hE E THRES SV ([E= N
CDMT\%ﬁ@ﬂb%%&@ﬁi?%ﬁ@f@@biﬁh

Copyright and proprietary to Modalis M(l) DA L I S




Modalis (C DU

Copyright and proprietary to Modalis




MODALISD)

CRISPREAVWELIES ) AMEE(CHS GAREMRChR s L TR TRYCEDER. CRISPR-GNDM® TSw
IA—-—LTHFRZI—R

EEROBME (BiES LOERS) CHLT. REICHIZ2 FRBIE S MRS s w22 it LN SRR
RIBRPRESRS (C 2 2 MHERNREBINA T 54 > it hiREREB D OIER CLRIEDSD 34—y Nl
HBEDEWOAAVI(CH U TEIERZHIIL. EfhEIRNRT /(U —5% =R

TES ) LMRETSY M I A —AIHEEUREREDSVF—A

St REFESOEBNLHIAIR— NI A U A

FDA%R E S EnxtzE#iE U e B b NIEES RERBR E T DiERH



CRISPR-GNDM°[IDNATZEZ H DRV ERE S NIE & FaER
BInF&EEZE X1 WY FDON/OFFCHIEIT D

BT T RRIR
. N S B EBE/TSALEE YsRNA/ 7T sk

1
A

|
)

IS

ARRER 7RI EGIpul: SPANE Y — BF A 7R3N
T ES ) L#wSE(CRISPR-GNDM®)

FERhER
[mmw@%b&@%ﬁb@m mm%w %§\\§
=GE @
dCas9 IES) A\i“ :il‘L

mE~>> GNDM=Guide Nucleofide Directed Modulation
H-A PRAEEFBELE R FHIH

5 Copyright and proprietary to Modalis M(l) DA L I S

I




RIS H S ENE TDIEE
AAVHYHEREICGNDMEES, D> )\ UE L TU CEHEAE SNTEGNDMO BB F =I5

Binding

Receptor e p @9 \J/\OOE
Vo) @GNDM DEALHER)
T N ER B D =659
‘ FIRS B
T Endosomal Transcription : “ ‘ ‘
- OEEN 0N
;DH%AX ggf @GNDMOFIE @9{;339#@%11@
i . ene
(Transduction) (GNDM expression) modulation)

Copyright and proprietary to Modalis M(l) DA L I S




CRISPR-GNDM® (SERR(CFEmZ e 9 Fikil
1Bl 5 TRIESEN R

CRISPR-GNDM® #x4itiDETZ5 U D DR

HEgs HERDMF BT NE
g5 BEHDWNIETF MAEFCE T (F7R <
WHEE LRV (S > TR FH aERE RIR

Copyright and proprietary to Modalis

MODALIS



TES ) himSEDREREE

2024 KNS 25FH) (T TERS

MODALIS 2016

Tune

Therapeutics 2020

A?\ZL?CT\Z 2021

EpicBio 2022
8

NG

> —XB
($175M
2025)

nChroma bio
(CIRUR &6+
(Dec 2024)

> )—XA
($55M, 20224F
7H)

(CEIENH D, EBHSEUN BARE(C

* MDL-101/LAMA2-CMD

* MDL-201/DMD
CRISPR-GNDM x AAV  EB{=FEH{L

DNMT-KRAB @& TUNE-401/BEYAF
dCas9 x LNP BEEFHEIE
DNMT-KRAB @& CRMA-1001 PCSK9EL-X
dCas? x LNP > O—)LIniE

BEEFHEIE
DNMTREEECas12f x EPI-321/FSHD
AAVIrh74 BEEFHEIE

Copyright and proprietary to Modalis

AT SA > [skE BESE R F—S

prelNDFE T
IND enablingstB&R

NZh SHBVICCTAE:R
(HKICTPhase 1b trialZ&:R)

B4

IND enabling

MODALIS



ERFIBBREDUSEBDIRN
DMDSABEDARKRENZ . JBIEFERE20248F 1213 TEIHINFDAICHER
US THER SNIT B FIa SR

HSEE PR i ﬂffs’ﬁ’;ﬂ*ﬁ
LUXTURNA 2017 $850k BEEREES I O T« — Spark/Roche 103 AI22A $65M*3
IOLGENSMA | 2018 $2.1M SMA" (Avexis) /Novartis (]fé\?iﬂ%f;; )G $1.38%
HEMGENIX 2022 $3.5M MA&¥%B uniQure/CSL Behring KYSPNOLEIL PN $3.2B™
Vyjuvek $631k/EBHE - DEB™ Krystal 10073 A(C3.5-20.4 A ~$200M*2
o
ROCTAVIAN 2023 $2.9M MARA BioMarin 5T ADSEHECTA $11B8%4
Casgevy $2.2M CRISPR Tx/Vertex
SCD FAUAIC10BA >$2B"°
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Lenmeldy $4.25M BELAMRBES A MOT 1 — Orchard/KyowaKirin 108 ADFTERICTA 2
beqvez 2024 $3.5M MA5%B pfizer 3B ADBMHEICTA $3.28™
ELEVIDYS $3.2M DMD" Sarepta 3500 A DB FHERICIA $4.18™

HiE#8: National Organization for Rare Disorder. #2 Fierce Biotech #3&4t D T JH -1 k #4Grand view researchtt #5 Fortune Business Insight
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JGenome Editing
€ Therapeutics Summit

ene Editing

CELL & 6;\%
GENE THERAPY
SUMMIT-2024 y

FORMERLY KNOWN AS ¢ YCR]SPRZ,O

bioRyiv

THE PREPRINT SERVER FOR BIOLOGY

ZEIRES:
EEas: Epigenome editing with CRIPSR-
GNDM® as a treatment platform for unmet

medical conditions
HiF: 2024 £ 12 H 5 H

w2 3> %: Progressing Epigenome Editors into

Efficient and durable gene activation by
Cas9-mediated epigenome editing in vivo

BIOPROCESSING

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

doi: https://doi.org/10.1101/2024.05.03.592438
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20245 12RHK BRI (SENER
2025F LI DBE T[T TR ER— EKEDRER SUTASEHES

2023412883 2024412883 =2
(A) () (B)—(A)

TRENERE 1,956 3,617 1,660
HWERVIEE 1,883 3,575 1,691
BEEEE 69 74 4
BEAET 2,025 3,691 1,665
RENaE 198 117 /\80
Eha =l 447 26 A421
645 143 1502
MEESST 1,380 3,548 2,167
BEMEESST 2,025 3,691 1,665

HE &K= 66.8% 95.5%

NOTE

- R TFANEDITREIC KD IRERUTERHNEN

- SRS RUIIR P AEIA LB DR (C KD . BIEEERY. BEEARLE LR,
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20245128 HK IAFIRR(IERETEE)
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FEING
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L ERGER 2 2,391 A1,317 1,073
EXEH
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A*:l: Complaints and Losses over the Last Five Years

A—ILTHI> D 2019 “ — 3.79 Million
FEOHD Total Complaints
791,790
J o [ . 7374 Bilion
Total Losses
847,376
20 &
2022 800,944
h $10.3 Billion
=5 | O00«4n
== mrinn 880,418
=5t Ly 2 | —
o
a
(= 1 »
I e Success to Date = NanmRIme
RXE —EhRE e $219.66 i
uccess Rate illi
— Million
3,008 Incidents
$758.05 Million Losses
= Frozen
$538.39 Million Frozen Funds
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