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- KRENL, BBEBROTEANDH BN E U THAMMERLIZEDTH D, BAE. KEFZ(FZNUSIDO—IDIESE
(CHTDBMEESFOBUSEEAF T (IFTAT I TRIFAF 2B T 2 EDTIEHDFEA. KE. HREXZEZNUND—]
DFEBICHVNT, BREGICEDKEFRE UL [FBHEFZEINSDRGFZZITI(C. SHOEMEIESOEEFZ(EMR
TEATDZLFITEFEA.

« RERIBIOZDERHFERNE(CDONT, SHOEEICKLDIFRIOERIALIC, AAE. MOBNTARKZEFHETDC
LIITEFEA. RERHIEBSITEEROFEB(CEA I Dk (S, FERIEHR T, FEREHRICE. EOD] . [FHA
921 . TEHETD] . [8EZED] . [HIFID] . [FEID] . [FHITDI] FE MAIEENDD] 0D
KORRBB IOIRDFETE). FiE, HRBORRZHAT D EDMBUUUERRZSHET (CNSICRESN
DEDTIEHDFLA) » KBRS WMEAFAERBHRZE E(CUSHOEEROHIRTICE DN TVET, D
128, CNSOFERIBIRIE. RAIEU XA DOREERR(ICAATH. REOEB(SITERBIRCIHREZ(EERESNLE
DE(FRIB(CERDHZENSHODFT. LN > T FHRERCEEN(CHHLT DT EDRNLSTERLES L.

o KRERIOVERKICHIZED .. S (FEEMNAFOIRE/RNBIROESE M., [EEMEDTRMECALL,. aHRELTLEIN, BIF
R Y - BRZSOINDIISEBZS SNZBEHREF IO HIBEHRENSSIALIEEDZSATED. EDOEE D BDUNE
SEMCDVNTWHT LB E U THREEZITD TUVRWNEEN DD, Bt SRENSKMRET DEDTIEHSDEEA.

. FEROTYTIF— NISE1EC1ERTIE0E L. B2 BEEERE L THRETSFETT.
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1. BEUE 2 s

SHAME co2i159a%)
Modalis Therapeuticsid CRISPR iR — R (CF%Y SNIEEBIEF BB F 7 —

o &
=t BRASHESYYUR (GESTI— R 4883) _

2016518 RREARX(CIT v Z—HhAatt (R KASHEIVUR) Z2H/iL

BV 2016F1H (RRAFERERFv—) ooistag  KRERYFI—TYYMTSTU Y SHICEETFRULENGENE Inc. (R
Modalis Therapeutics Inc.) Z %37
REE REEHFIZCEO HZRHBE 2017648 %é?fzﬁéﬁﬁiﬁ%ﬁc@%ﬁ [CRISPR-GNDM] ZRW\ = BRI %=
oty SORAP PR EAEARE]S-11-5 20176128 BEILAKRRIL. MBIt E3IREL T AN
SHPRTEL

BAES A I I REINTa T2 TF
20174128  PRTSABEKRA E O TILAR AR RO E

RS Modalis Ther: tics Inc. 2019F18 Ltz RRBPREATEER
SKESEA odalis Therapeutics Inc F &R %

(51 Moulton st. Cambridge MA) - o _
2019434 FPATSRAHUEKRASH EOMTERFEEEREDS 1 £ X2 Z G

e o 2019438 KEFEHERKEIYHF 21—ty YNNI TUy SHARTEE - LR
CRISPR$%HitT7z AL VZ EEmBaFE.
TS5wv RJ A — AFitiet BESZHRASHES VR (REBXRE : Modalis Therapeutics Corporation)
2019488 NEE
EBF (CKEFRFHEJIGENE Inc.Dft % %&Modalis Therapeutics Inc ANEE

FEME

BAE 2,738,185FH
72T S RBMERREH & DN TEETAREEROWIE LRSS
W98 o i

N S35 1
FATHIRIVL 28,861,7008K 2019118 I —HA#%RKEtEDBIT ICRISPR-GNDM] & U= BER R & i

2020445 Editas Medicine, Inc.& DB TCRISPR/Casd4FsF D IEM S EBDIFEE =

24% (3&EfE. D5EPhD 8%) FBSA > A2 S

TERRE " mse (ot 20%)

20204 8H RERGESEEIPAIYY —XMHigA L5 (GE350— R 4883)
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Modalis TherapeuticsD 6D DR
IS BBMETAE - &) AMREDA I R—2 3 > OIS, RN S BRI AMTI 52> TS

BIZFAE - ') LAfRE(Inext big thing

RAAEAZ R CHLADEE SN S RRNY—T Y b
HAEDKRRICT T O—FOJEIRREIRERES

[tD5IRXVCRISPR] Hefii TABRERFEZITDS BAROUFRDOY—5 1 I #5F

BTz SR FETERNERIEERRT U WE G FaBEDIT SY I A ——
BRI OS A2 RA2E01—I1RMIARS >3 >

EENTILREDSSIN1T 51>

TEOFHHDRIEE & F R R RETIERRDAR
ARDBFEET IV AT SA > RGARDEHET IV AT S > Z2FE

REGELEDN—PIF—2vT

20—) VLB I DEEPEItT EDIREERE
2DDT I SATERICKDABET38EAZIEBX DY TILA M—>222% (MDL201 5 TUMDL202)

BUVREREEMBNRRERZFZD/I\1ITVY FETI
AN S DUNES CAFRDT Y THA RERIST

MAORF—LTYVDT
BEREEIAN AR AS M—AEBENOSVVWHAI T XA ~
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FRINFER BT (C & D RS A ETAE
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+ : TAILA R
Bt RS ODETRE
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BHEFIL e
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MDL-204

MDL-205 CRARFRER HEMAFTFHFE

MDL-101 MDC1A*2 BHtt
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B#EFIL

MDL-104 J A/ \F—*3 =kan

I>>T)lNY>
RE(REF

B

MDL-206

*1: BANREINER S (G BFEUREEIA AR SN FTEHRS LOBANSIRRE T DEBZHRALTED. FLEHREETIVATS2EFEN LT
[REBERRESNTWNDESH. BEHLTWEEA

*2: MDCTA=%XRIEHZ A MOT 1+ — 1A

3. I )\ IE(C K DHRERIREEL. TILY) A —REDOHEBNRESNTNSD,
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WiT=a
MD PDD: SVP, Chief Technology Officer
LIz 53

IS0V « RAZRIS5A>, 7>ROTJ7—~X
2a1—F1HAIILX

AN L

Joslin Diabetes Center(/\—/\— R), ERAZEZ XY, KR
B2z ARFERET —BARFERFERET

“ EEE
REEHECEO
*HBE
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HRAZIZFEZ BARZERET
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TTH et

Medical Patent Research HAFREEHE (IR1E)
BAMEAZEAT (3R AU ARX) (AR F v —) giERE
WS BRERIE (R VAT ARE)

Sanofi-Aventis

o EEER (BREES) o IR (BEEES)
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EEBEOO>ITF—I=HBPEREBEBRDHBICIIINGTIM LS T NIBE
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o SEEREFR
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HiF: *21st Century Cure Act, #*NIH GARD finnovation.org 1GlobalGenes.org
SActive therapeutics of 491 NME, 106 BLA, 17 cellular and gene therapy products @FDA as of 2019.7.22 Source from KEGG
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2. BIEFARE - U/ LARE  SHOMRIEE Monogenic Diseases

Monogenic Diseases (HEFERHEE ) c‘.:(i?

72 Monogenic Disease’AEFEEDINDERENE L DN

Monogenic Disease S ODEBETOER

v
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2. BFaE - U/ LARE  SHOWREER X125 —5Y FDTAM

HE-FBERIEKRECIXREIRBRES

Eeed FURHFEE L (CHDEREIT < —&B

EInFaEHFEIEDAER

HRFERIPRE

(1989~ 0—/VL)

7,000 HBAMEE

= Cancer diseases

= Monogenic diseases

= Cardiovascular diseases
Infectious diseases
Others
He althy volunteers

2'200 %ﬁﬁﬂﬁgu Neurological dise ases

Gene marking

HEFEEMTRE

= Ocular diseases

m Inflammatory dise ases

=P Discovery MedicineZE(CModalis TXVERK, tHP: The Journal of Gene Medicine (2019)ZE(CModalis Tx{ERK
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2. BizFal - U/ LRE . GIxDOAHEAIIE

BREGIXTIXEHBRDFER TR RZFRTETSDh ?

BB\ TIHECFHMHMOME (0S) (358

—HRMERE R
24 ) \T 50~100
v 87.9%
FUIN>T— 98.8%
AS5>9—-5>97%
AR - 11 86%
I—FtY k9%
NI R 84.2%
B 70%
79 67.1%
I 52%——
INFF 44.1%——
20473 XF 43.8%
B8 43%
F319Y 37.7%

HAR(FF1DY EM40% 68, EizF LTE

HFT: DatascopeZzE(CModalis xRk

|
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2. BizFal - U/ LRE . GIxDOAHEAIIE

EEmBAFEOEER/I\— RV

GTx ClIPoP &PoCIIHFEDREEAN S FRaJgEEN F 0

BRFERI/ A AOSY T RXDEFE/ \— RIL

—H%D B e
OB CRISPR-GNDM

J0O5 0 Y5y NMidigs(CEIET DN

T
8
g:
A =X JO50 S —4y M FICREGE D (C =
(Proof of Mechanism) ER9 y
i =1 704570 hhYRREICHT U CERIBIRMERZ
(Proof of Principal) EERSYAN ——
! F=1A
(ERPREER NN EBE T

0>t NS T2 NRERERE) [ RERBR D BV SHRTAALY

(Proof of Concept) ‘CkFEDN

HAT: Nature Biotechnology volume 30, p596-599 (2012)ZE(CModalis TXVERk

|
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2. BlaFalE U/ LiFEE . CIxFEOMSIRIE

GIx&EMES VS 1 D55 LERLEE

GIxXIIMBDESA VT4 ZEEITDIAE—RTHEIDEFRHINTLD

Bz e’ (Gene Therapy) tH5RFE EREFH

US $ (min)
16,000 - 14,906
CAGR 185.7%
14,000 A
12,000 -
10,000 -
8,000 4
6,000 4
4,000 A
2,000 4
27
0 T
2018 2019 2020 2021 2022 2023 2024
PREZEE(DNAKRNA therapeutics) FUAEEE (Monoclonal antibody) K5 FEZ (Small molecule chemistry)
US $ (min) US'$ (min) US'$ (min)
12,000 - 20 LI 10 651 250,000 + (2 cra] 600,000 - - S 545,585
R - e —
197,215 508,220
10,000 1 200,000 - 176 325 187211 500,000 aaa 066 7>
8,000 i 149757 0% ' 399,725 299874 -y
! i 150,000 135,722 ' 400,000 1 ’
5,795 120,563
6,000 4 300,000 -
3,496 2% 100,000 1
4,000 1 2,693 200,000 -
2,040 50,000
2,000 , 100,000 -
o o ' ' ' ' ' ' 0 . . ’ ’ ’ ' ‘
2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024

HHFf: Evaluate Lid (20195F8RAKFmT—%)  7F : CAGR(F2018F~2024FDFFIRKERER, FANEIE2019~2024FE 1$=110M
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I CRISPRIZHT U WL\Y ) AR el

A ZEFDHERMBIEEIARNAICIREESNDAE— RERIL—Tv MIBNZRFDST ) LAiRERI

ERDTJ LimEERiT

CRISPR

RNATCDNAZER# T D

G ANT 0]
(YD DN RHEE)

EPZALO
RO UIBE T
DNAECS! % 55589 D
(fFBDHAKZE)
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2. EEFARE - 4 LRE . CRISPROAS v —TFL—17—
CRISPREBIHICHSIF B A S+ — T L —17—

L A O\ fREEZE B 9 DMECLE L THE/IN\AM TS > B#RER<. IT—0[RSS 3> #iEEE

Tx
Platformer 1 (GAEEER)

Intellia TX VERTEX

——————
g S,

Canonical

(FREERY=HRER)

-’
~ -
_______

Editas
$2.5B

SHERLOCK
Non-canonical  BIOSCIENCES

) )
o .2B i
(FEHRER) Mammoth $6 M< M ) L I S
Biosciences
S L LODORFFIINBIEED KT 2021/11/4 BErabFHMlifeZa, siFir I EINEED LOEIMIHS, B=Bilion

i
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ThizAR

Trade Name

2. BioFak:

B a0 L BEE

T LimgE . IR

US market size*

(proper name) Indication Manufacturer Patient Population (mil USD)
1.6 per 100,000
Kymriah $475k B-ALL Novartis (6500 new cases per yr <3000
in US)
Gilead 3.8 per 100,000
Yescarta $373k NHL (Kite Pharma) I(ZEEJOS? new Cases per yr <2800
Roche
Lxturna $850k RPE6S (Spark 2 per 100,000 <1700
Therapeutics)
Strimvelis $648k ADA-SCID GSK 0.5-0.1 per 100,000 <324
Glybera $1.2M LPLD uniQure 0.1 per 100,000 <120
Novartis 1in 10,000 live births
Zolgensma $2.1M SMA (Avexis) (Approx. 10,000 to <50,000
25,000 in US)
USAOZIMEBAE UTREBENSHEE

- &

M x BEE = IR &SRB ENSTHIGHARIIEMODEEE 2D,
UH\UERMHSEEES & (CRIRD C ENSIEERIDOMIZAIEDHETE (SREE.
—7A CUltra RareZ BT NILUSTS1B, WWTH2B /=B LA _E (X BTEE,

HE: National Organization for Rare Disorder, &ftR—AR—Ath
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3. [H157R&L\CRISPR]
CRISPR-GNDM®#x{if
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3. [t57RU\CRISPR] CRISPR-GNDM®Hidly : J/ —~R)UALFE

IEILFHlE (XCRISPROPDFhDEY

2020FD ) —RN)ULZEZEBDIATH DT 27— - TR FELERERD1>
SAEI—TUTDOLSICEEZLTNET,

Q: [SROCRISPROEBRHEEDE(IMICIEADEBNETIN?

Ao RFHELT: [1 DOIFBICEHBVFDENSGDETDE. F) LAREUADFIAICK
DEBVWET, I8DES ) AICKAFENRDNAOELESZSDTIE
B’<. KDO(CEEFEHFHUT,. ENSDEEFHISESNDI TN
JDEZI>BPO—NTECETT . CNSIEICRISPRDFTUWFIFE(C
RDET, COF/MIZEFESZECLKD. DNAICIEENRELZS5 XD
CEGEREOOY bO-ILZITADEWVWDDIEIERE ICKEIINT v
IWZEF D> TLWBAERWNWET, |

=

[ CRISPR-GNDMOZ ZH E = (B DEAMIFEL }

HER: Future Human(Z P11 >4 E 1 — “Fresh Off Her Nobel Prize Win, Jennifer Doudna Predicts What's Next for CRISPR”
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3. [tD57QL\CRISPR] CRISPR-GNDM®#%fii : CRISPR-GNDM®D A =X A

[H)57R0U\] CRISPR#%§itj= CRISPR-GNDM®
BEFORA v F R CABETS

30

CRISPR-GNDM® (Guide Nucleotide-Directed Modulation) platform
AR &g FHEE HE

I,------------‘

; ESI1L—5—

[ I

I o

I

I A~ EEFDON/OFF

I 4

l ,

i . S

| |

I . S :
hEEgInm< Uis [

J\H= I

: dCas9 i

(VDERETER L) l

\
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3. [tI57RU\CRISPR] CRISPR-GNDM®#i7 : CRISPR-GNDMMDiXIETE

CRISPR-GNDMPMDIXIETT A
AAVNRD S — (CHEE U THRAID BRI OHIIZICIX DIAD

fRas R (C
EREISE S
B>

+GNDM

AAVICNNY F>D B3 L GNDMAF (& B8 RaT
ik S2H(Cis BHNOOMRICEE GNDMHRAvFatlE
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3. [t)572L\CRISPR] CRISPR-GNDM®Hifi] : X —SEUF+

IXREFECGNDMIZ R —S T IILiRDhH

=Y MIEDEBTT AT DIDIEGRNATZIFT T, HED/\—VET7Yv>TILT DI

e
x
X

- / -
gRNA dCas?
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3. [HJ57RUL\CRISPR] CRISPR-GNDM®#ifif : GNDM

GNDMIIHERERK, EEMEESERICHULTAEMRZ O0—F

( EEHEEEATH T BERICHUT 7( RS MEE DR TR BERICH LT )
single I EEROBENHT
R FIFICIRE
: ) RNA [ F2/WUE
3 l
c |
0 !
1 B
- )
=
= |
= 1DOERT LIV #BHoIE— ZAR%E
: i ﬁ i
o.
Si RNA > )\ (1K)
A Edci-’r;i'r:lg?x D) YFER NIF I
diversified KD+
small Gene Size Large
N AN Y,
33 K/D: Knock-down MO DA L I S
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3.

[t]] 572U \CRISPR] CRISPR-GNDM®#fil : /RS 3>

CRISPREAIFKICHB LT HEModalislE A =——o R kMRS S a3 > &L

CRISPRB LN E=FHlHIsAEICHIFBD RS g=F

fREE
BIZT jip =
Editas
Intellia Beam
CRISPR

il

(TESIRFTa v IiRE)
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4. MDL-101 for MDC1A

MDL-104 for A )\F—
MDL-206 for T>< T )LV > El&R$
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MDCIA(%SKMAHS X O T+« —1ARY)

4. MDL-101 for MDCI1A

LAMA2 B FOERICEL D TCEUDIESERHZA MO T 1+ —D—F&

FAESAE: 1/ 30,000*
B BREssE
FAERFHEA | SEERFD D UVNIERE S ALIACHSH

BREREIA:
BEILEAIET
ANZESRAK M E
59U \BEFERESR)
B
DAZE. B8

SNBSS

- BEERRNEREICK D BEFRZEX SN
BIMRE: LAMA2 B FDEE

PR BHRIEERT > 5 — R UFlores et al, Frontiers in Molecular Neuroscience vol 13 (2020) *Ophanetdk D
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4. MDL-101 for MDCI1A

LAMA2DZEE(CH U CTHRIEREFDLAMAIZA > [CTDZET

AN DIKREEIEZ1TS

LAMAT1 ELAMA2DFERERIFIR D0

LAMA1 LAMA2

CRISPR-GNDM® TOEE 1>t T &

M@ RNA &)t RNA 520
] QO on ’ﬂrﬁ BS.I %EH H’a
PSR RAE ) Qe
BREMIRU AR ) o BEEEECES 1L —45—
prave o i —
P o [ | ARTCHEI— RS
PR UEE c 1> < ‘%iﬁﬁb&\%%\é
[ (] G HAR R NA ;=
s Q= O
BT Lo @ AR
Bt o o
it o o dCas9 L
R R U EREBAEAR o o
R o © I_>

LAMA1 ELAMARY > ) (O Diies ng_LAMA2, v
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4. MDL-101 for MDCI1A

2BOHICH TR ZET, JOCRARAFEREREDHIZED
RIERERERER (CO T TR D i dr 2 Fi8{E

CRISPR-GNDM®DEGKRFE TD/ X

JEBRPREER
In vitrost BYIPoCHER _
(RZU—=>7, 5¥) (in vivo) —_— l "y J HRERER
’«b GNDM w/ A4 RRNA ROU—Z>0 EEYDIR || gger=) RREDE
N AhR 731 BRNA (HRREFR. #AIEEHER) (FEIRERR) = SR
( 1\ . ( \
GNDM w/ #4 RRNA R U—=22 Mool
J!K\ BILHR A RRNA (Mretk, wrsEmmr) | P TEY
B )
\ ) tRPaE A
REHE
( e e
GNDM w/ B e, IS /AR
E MR 231 RRNA - 1 Z2MEER
(MERERR. IISEER) || AR
~ —
7’|:|t'2ﬁa-ﬁ%> / ”%!E'ﬁ“’ bV ompms
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4. MDL-101 for MDCI1A

In vivoillBRDFE & &

<X

— LAMA-1 OFFEN B8 S OV0ER THESR

— MDCI1aERFBETILN I AGHER(C K DERNHEER
- REIB(RAX2%F)(CFR/AGNDMFEIRHER

)L
_ HJLARGRNAIBEDAAV- HJL MDL-1013& 5588
> Mo LA —DIFS(C L DARTEBD DCas T3 3 BB\ BRI HESR
> ARPNAEAE (C 3 (T D Rl O EMEEIIER & (RSN T
> FHPRERR(CH 1T D 200B X THkt UTCGNDMFEIR 2R

JOtXREF

- NDI—=SRXAFT LDIRE
— GNDMABtY bO/NE{ES XUHER
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4. MDL-101 for MDCI1A

XMEHTANOT 1 —1AE(MDC1a)DBERER

« MDCIABERZR(FIRSE(CKI D TEERD., 1EHER
BEBUIHIES N TLVRLY,

» CMDOBERE(E FEEDL > E=NTND
B 10K ADIZDI-9A
» MDCI1A [FCMD®D#I30% & =11 TLVD
B 3BAICTIA* (22U, #8EN DD ETNTUND)

CMD

=1RAAICTA

MDCTA
= CMD®M30%
=~3AAICTA

CMD: congenital muscular dystrophy (e XA A OT + —)

*HE: orpha.net
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4. MDL-101 for MDC1A

RI|WBREH>A bOT 1+ —THSDMDEDLEB TS

W May not be amenable to exon
skipping

W Other exon skipping

mExon 51
BEHZL) Exon51DEE & (Z(FE URRE

W Exon50

DMD
=3,500 A (CTA*

xon 52

xon 43

xon 55

xon8

CMD

=10,000A(CTA

exonsl
=DMD®D#J13%*
=#92.73 NI

DMD: Duchenne muscular dystrophy (721> T > XBFHZ R ~O T+ —)

*https://www.cureduchenne.org/cure/exon-skipping/
#Source: www.orpha.net

|
42 Copyright and proprietary to Modalis MO DA L I S



https://www.cureduchenne.org/cure/exon-skipping/

43

MDL-104 for 7O A)\F—

Copyright and proprietary to Modalis

MODALIS



4. MDL-104 for A )\ F—

Tau(ID)I NN 7IVWIN\AI—BDF—5'Y NEUTEEZEDD
HTWND
« FNESEE: 5-6 / 100,000*

o TQulETILYI\A X —HETMEDSY T A)NF—(CHUVNTEE
IR ME EOHEBEN RSN TND
> TQUDEEE ML (SFHFZR 1. =TT RDEK, FHFE A

REFETDEEISNTND ERSHRE
> AIAINNF—(IL<DEERRZBZSD \ﬁﬂ bIcES
B AD (Alzheimer's Disease: 7))\ < —¥&) % g
B FTLD (Frontal Lobar Degeneration:BIZERIZEEZ4HIE) &S
B PSP (Progressive Supranuclear Palsy: &1 T4 _E 4 #E) SR

B CBD (Corticobasal Degeneration: 12 KRk B EEAZ4HE)
B Pick’s disease (Ew29R)

* TQUIFABK D BEFRIIEE & KD K<KHBEIT D28, ARK

N BB T=EN T B AREEN L "y s
. TQUDIBIEFJ w7 N REE) (ZEII > EER RS 7%
. UIH 5T, ToUBHEF OIS 3 AIBH AR R 7 . s
O—FTHDEVLAD TAINAT— e

H#: Congdon EE, Nature Review Neurology 2018 “Tau-targeting therapies for Alzheimer disease”

* https://doi.org/10.1159/000440840 Genetic Disorders with Tau Pathology: "A Review of the Literature and Report of Two
Patients with Tauopathy and Positive Family Histories" Neurodegener Dis 2016;16:12-21
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4., MDL-104 for 9O A)\F—

CRISPR-GNDM® D55 (C KD TCTavigd{zFDiHEIH el &8

CRISPR-GNDM®
ZAAVIC/\WE> T

BAThCEREFE
) LS THRB

BEREA/BRE A /AR
%5

GNDMIES

GNDM3IERS
(AD)

CRISRP-GNDM®
MNTauZ
BinF L)L THIH
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MDL-206 for T>> 1)LV > fEl&RE
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4. MDL-206 for T>> 1)L EREE

TITOSTIVR > TEIRRFE (S

o T>2T)LYIEIREBE(Angelman syndrome: AS) (IFTEEIRDI1.5B AICT AH BN
(F. HFRFT50R ADEEEADWVDIHFIEEIZFERETI,

DIRBDIREFEERRDE 1 SZER L (CHhDUBESAELFOMAERKICL D TED
i@'o

« ASIFBBHME. BEHDNIT S — « J1 UIHREROIERZZLFE T,

o ASIFERS -125A.TEMICED, HBEDEIKE U TEREORMFEEDEN, TAD
AFE, KRTEEENIEE Tdct%Z'H:L\E@“

HE: Angelman Syndrome Foundationd KUERIBHRT >~ —
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4. MDL-206 for T>> 1)L EREE

CRISPR-GNDM@(C K> THIHI#IBZR#FIRI S &IC KD
UBESAIELFDHEIRZIEEILT D

/)_
b O AP/
¢ & N N A
™ R { © W,-
I I /"_?m
Egn T o LEE-HH-B—HH—IE— °
Tz
. UBE3A
BREET - O—HH-T—HH—EEa—=> SN
* @
~, | —
IXTIN oy -o-LEEHHIH-E—HH—IE —
N AE(REE T REOET
OHEMRE smerr - o—THHHHT—HH—ES—= T BB
UBE3A mutation, %P i 7
GNDM .
UBE3A
e M—l—ﬂﬂ%;k_ré S
CRISPR GNDM®
BRUEES srerr O | HHHA syl rSTOP‘
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4. MDL-206 for T>> 1)L EREE

IHEDORRS KXVOSEDBEFES &

Lt (ECRISPR-GNDM® (CE DL DFEZHWTEEREETILNY DA (CBWTO> T
EF MY,

SZIRBICHUTE T FREEE. B Ao, BoFRQEOHFENFHFE
SNTNDN. RS JORHAERER (CH DHFEMB (FRVEERHRL TS,

S (E5EHE £ MARMDL-206DEFEZES . BRK(CEIT TRAEZITD.

—7C. SHEEERCEITDAFREZBIELZOT, /{-hFrU>JCAEITTD
HDMHABMATLTITD,
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