20235 12HEA
U HIR S SR A &R

\[x
Jiy
N

The sw l|‘C h “is the Ke y
HREHEIUR
MODALIS GES— K : 4889

202358H8H
Copyright and proprietary to Modalis &



ARERIOHINIC DT

AERE, BEEBROZEZEANDHZENE L TEHEMER LIZEDTH D, BARE. KREFZ(FZENLUSD—
VIDEEICE T D BMEESFOBSEIEA T (IR T EIFF 2B T DEDT[EHDFEA. KE. BREZFTZ
(FENUND—HIDEE(CHNT, BRERGICEDCEFE UL FBEFZEINSO®RFEEZITI(C. St
DBMEESOFEFZ(FIRTZITDOZLEITETEA

BRIRUEDEHANETCDOVNT, SHHOE@EICLDFRIDEIRRLIC, AAL. OB TAREZ(EFIA
FRCEFTEFRA. RERHCEREHSINITIEROEE(CE T Dtk (&, FFRIBHR T, FRIBERIC(E. 15
U1 . TFH9Sl . (EtETD] . [#EigZEED] . [HEFIDl . [FEID]I . [FHITD] £
[A]8EMEN' D D] VD KDRKRIFARUNIROEBETS). EE. HRBVIRRZHA T D EDMEBMUTZRIR
ZSHET (CNBSICREETNDEDTIEHDEFEA) . FHKBEHRE. REAFOERBERZE E(CLUIEEMT
IR EMOHIRFICEDVWTWVWET . TDIeH. CNSDIFERIBIRIE. LRI ATDOAEEERRICEASN.
EIRDOEB (XIFRIBIRICIAREZ(IERSNCED E (IKRBICERDIZENGDET., LA > T, FHRIEHK
(CEEMCHBLT B EDRNKDSTEFELIESLY,

BRIOIERKR(ICHIED . Bt (EHENAFOIRERBEROEE M. IEHEEDLTEMCAHLL. BIIRE UL TWVWET
. BIZENREX - BRZSONEIHSEBIES SNEBRFIAMBHRENSSIAULCEDZESATED., €
DIEEME D DVEFTEEICDNWTH T UEEMEE UTRIEZITD TULVRVWMEEN D D Ht (M SKRARUE
ifTBDBEDTIEHDEFE A

Copyright and proprietary to Modalis MO DA L I S



1. THD5/RU\CRISPR] CRISPR-GNDM®fiT & EDFIR
2. SO REYIBELVCINLTSA DR
3. REDRS

4. RS

Copyright and proprietary to Modalis MO DA L I S



1. THI57RLCRISPR] CRISPR-GNDM®:fili & €DFI

Copyright and proprietary to Modalis MO DA L I S



[t)57R0V] CRISPR i = CRISPR-GNDM®
BIEFOXA v F 2L CREZTS

CRISPR-GNDM® (Guide Nucleotide-Directed Modulation) platform
HA K &%  FHERE

,------------

\
ES1L—9— |
:
:
]

. ]
DEEYNRL Ui [
J\U= i
i dCas9? i
L (VDBRETEIR L) i

|
Copyright and proprietary to Modalis MO DA L I S




CRISPR-GNDM® MD3X3EF5 &
AAV KD 5 —(CHE#E U THRRIO BN ORISR DIAD

(A - Y +GNDM
fieestF =M (C
BE =t 111-n-#D PR

AAVICI\WF> D SR 1A GNDMPF(E E[h[ol]ie
HiRhS5£B(CiRs BMNMEICXZE GNDMORXALYFZIE

Copyright and proprietary to Modalis MO DA L I S




DBEBERTIEH/I—TERVEERET—T'Y MCTES

— L \7-\ . . -~ N
B s T LS e O
- CRISPR-GNDM®

%*ﬁ’g NS NS jjg_b‘—‘\y '\ NS
S—5F4 >0 eJRe RJRe BRCERESND L
+, oy R (C (X BDIRUIESM o
e GEEE{T] iy SE =5==ly}
A& LoFD#+ IRIRTIIGoF GoFD LoFRRU'GoF
A=Yy NEEFD INBYODIEARF(C TR DEEE(E S —40wv Nigizs (& P Ty
IR SR | EFR D FREneCHR 01 APHBRL
DNAA®D - — SRR CAES - -
s 3 RN 5L e
LOF=Loss of function(#ggx %), GOF=gain of function(#AEESE) T E
Copyright and proprietary to Modalis MO DA L l S



CRISPR fEIHICHBUVVTH Modalis (F1=-—U MRS S 3 > &L

CRISPRB JFWNNEFHlEmEIR(CHIFBIRSa =4
iREE 4114

y=lire 1BE (TESIRFT 1 v URE)

Editas

ntell YO YNAERY Tune Therapeutics
nrellia Beam Chroma Medicine
CRISPR FpIcBio

Sangamo

Encoded

[
8 Copyright and proprietary to Modalis MO DA L I S



EYUR(TEHAI. PIEHEE, (OEEDINFICENLTNDS

AAVIEL FIaEDI RIEBIER

DiE S

Copyright and proprietary to Modalis MO DA L I S




10

2. D REYIELUVINALT 51 > DR

Copyright and proprietary to Modalis

MODALIS



Ao AP DIEIE

yisp b

B FaBERON & BEEN

WW market size*

Trade Name Indication Manufacturer Patient Population (mil USD)
Lxturna $850k RPE65 Spark/Roche 2 per 100,000 $65M g
Novartis 1in 10,000 live births .
Zolgensma $2.1M SMA . (Approx. 10,000 to 25,000 in $1.3B
(Avexis) Us)
" uniQure . b
HEMGENIX $3.5M Hemophilia B CSL Behring 1 in 30,000 male $88M
ELEVIDYS $3.2M DMD Sarepta 1 in 3,500 male birth $4.18"
Roctavian $2.9M Hemophilia A BioMarin 1in 5,000 male $262M"

HE8: National Organization for Rare Disorder, &ft/Rk—/LR—Ath
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b each company's website
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DM1: Myotonic Dystrophy Type 1
Source: Marta Pascual-Gilabert, The myotonic dystrophy type 1 drug development pipeline: 2022 edition
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