xhMOF HigHE A&

O O L

gh2k X| A (KRX Research Prjoect)oil A& E|0f

© 1,23Kt RAXt 71 7|&8 BF HQ% 22 U0| AN
KEY Word  © @4 mjojzatele CMT1AQt SXIALSt &
© O|X|= 2%5| CRISPR Cas92| ‘d&4of ESaHok & AlH

2019.12.5 | 7|1g=2z

7 IH=AE
Analyst $Hs3]
02) 3787-5292
donghee.han@kiwoom.com

Not Rated

AHEA (12/4) 3,180 2§
Xp2|XH (2018) 37099
X7t (19/12/4) 48,800 ¢
525 x|t 103,0008
527 Z| X7} 42,4009
+ol& (=)
174 -16.7 %
oHd ~34.2%
12749 -41.1%
uFAS 6516315
A2 (M) Mz
2=l X 2e 0%
Ferbga(18) 02l

()
120,000 -

100,000 -
80,000 -
60,000 -
40,000 -

20,000 -

7

ﬂqﬂ“ﬂqﬁl’ﬁ\z“z\lé’/ 7>\/°§;?>\
NN N S N S
AR A I N N N NN AR
IFRSEZ(212) 2015 2016 2017 2018
OHEH 21 15 33 12
go|e -2 -27 -41 -83
BUE(%) HX| HX| HX| HX|
20| 2|(X|tH) N/A N/A N/A N/A
SUOIAE(%) N/A N/A N/A N/A
ROE(%) N/A N/A N/A N/A
PER(HH) 95 9.6 25.9 17.4
PBR(tH) 21 15 33 12

EX[ZQIE

1,23Mt RMXL 7Y J|&S 2F HR]et 2
« 22 FUA B AF2 2023E7HX] HEZ 1

4% Sl 712992 MW, O 5 54%E KX
£ CRISPR {HXt 7| 7|&2 SMel sy FYHo|ct.
* CRISPR &8 J|& 2R/ & W S5 240N 0= So150f 2l TGN Z0| ZYo| ¢ Tet LFo|2t

£ = Broad=C} BH Ru4E 0|30 JHEY = HAL S0|0, 018 J|uoR &
= 2

= =
2, 5%, 9 S SO SSUCL 61Y JIZ7t 001X FP SHO| [ KIS XX It

or
0x
|.|-|
0
il

. 091_
2 o
e

e
B H
u |—<;
T}
Ho ro
0 o
= Tlo
B~
4 =
L =
In

>
L 2
ST oM
=
0E —
0 =
b I2
e L
=>|-:| -
> Mo
T
2
0
K
>
=
x
=~
(en)
=]
o
riot
Pal

mu - ofy
ul
ul
N
N
>
ogt

B do ox mX ro
(==Y
0x
=2
>

Ct 2aj| 2l (Oleic Acid) H|- 0] 85%Q1 2 7jgte 2f
0|04, 2020 12 ZXFAFYE Z=0| 0o & £ 0{QLC}

O[X|= 23| CRISPR Cas90fl thet &40l ZSaHor g Al™

* 399 IPO &If &Q10] £7| 22 CRISPR 55 27 dlotet M Stietueto] S5 H A7 23 =0|=%
£

—
QT 0% & AlRIHCH: H2 Y
+ E3} CRISPR 7120 Tzt 22 2t 20| M8 Pt Li2rts HojM % §
a
o

r
OFB! % AR ZHAI20| 4T HOIHOl AIHOR M LI 2oz H
=
—

0

O o1& (2018, &)
& 1294
- AF8EY 35.3%
- HEME 54.9%
« MH|ADHE  5.4%
+ G189 4.4%

O X279 (20184 7|&)

(=]
- XA 9| 69l 22.0%

* O LBUET Y

EXHE 202 12.7%




=X o1 CHt AltAln
(. FHi2f= A|A

O O O

(199800 D H4|A)

MICHE FEXtOH] 71 Hlw

1M[CH (ZFN) 2M|tH (TALEN) 3AMICH (CRISPR)
DNA QIX| 3! Zgh =02l Zinc Finger Chei &l TALE Tzl Guide RNA
DNA Tt =gl Fok1 Fok1 Cas?
DNA QIX| &He| 18-36bp (3bp/Zinc Finger 2-) 30-40bp (1bp/TALE 25) 22bp (DNA-RNA base pair)
Multiplexing £0|4 He =22 e
MH| 2 (ex vivo) &0|d HI WX 22 HIWA +2 HI WX 22
MH| LH (in vivo) 204 H WX +2 oldi=2 H WX +2
SRS B ME0| 3 SE2ACZ HE Its =2 £0|d S50 oIt QAUXME | *"’“
SIS T] (1kb)7t 2t& 1bp EHLlZ Fuwst QlA s RUA #X Its
HIWH & AXME M CHE et It
RS =2 E0|d 0 EletCole ME =7t 20| wet Off-Target effect 2
HY ME MEQ| oHA| CHEfAl HA 2 HE S5 S A 371 (3kb)7t HM MIZE L ME OfH S
TR A M E =T S A 37| (3kb)7t HM MIZE L ME 024 S
1H|g 1H[E
tE: AZOlOHEOIHA|, KHIDI HEVt BIZE, SIRch| 8 XIS oIt S8R IH XIBH HE 5% (2017.9), 7185
[TX Y 71&2l 82 CRISPR 7|22 E4
O UL} 71T SASMES FNAE WHSH=H| Ar80t= 7|&2, EE DNA & 27| 3 213 AR QUA HRE FE2 HHo 22X E ol Zdk= &Alolct,
OZEY SUAL HIUAIHE 2018F 36240 A 2023H 71 .22 E HAE T 14% SY0| oM T, EHO| Al J|=Q! CRISPR Cas92 AHQ| 54% =& XIX[6tD ULt
OFIIMEE 4~12M +=EMX|Tt QA= X2 FAF EIIME DNAL| THE 228 XI5 715-d0| =0F A82t%[7] O RTH |TXL 71| 1MICH ZFN, 2M|CH TALEN S 2|
A A& 7t5d0| HTh= FEO| UL

o
=
20| Ofglt= 59 247t A= At g2

— O

=

— A

THeH 0| ~ASHH, BXO| Mef S T &S TS0{0F S L 0|Tt. SHX|2 Tl A EH= X ¢, A & M=o
£Q
I_

o CRISPRL 15| DNAGI 914/ Guice R HOIA CRISPRE HE0| Tt A3{Jt WRQICE A2, HIS, TolY, 284 £I0)4 SBOICID HIterert,
O &3t CRISPRE BX Q! SFHXI0| Hote|= Guide RNAQI DNAE EHEHSH= ’é"':._f.'é'_iﬂ Cas9C & 74 (CRISPR-Cas9)%|=H|,
DNAJ} BEHE] R, BEt 29} S48l TP0IA B DNAS| HIIHSH0| U ARIE|HLE 220 ek BX SXXf0| 752 1|716§ 4 1001, donor DNAE 20| £/3}0f
A

JSUHELO ol Hots FEA MBS N0 Sts A= Jtso AL =L Az, 2 T, HXd 28 X= S HIH0| =2 J|S0|H. ]'

ug



=
=4l

| QTXL 7+QI0fl CHet ATt Hi2te Al

—

(199800 FY|A

S 71 Eq7Is & &4 | CRISPR gH7|& ER M= EF S5 Al™ U E5i2 44
o i RNA
Fr-DIES JsgEAS ARl M2 29t Journal of Biotechnology 265 (2018) 86-92 — :gu —
eukaryores | ovsiteEgRNA 1
Sangamo ZFN M8A, 2f0[HAQ1, XHIH X288 1995 02 @_ oamsite e Eukaryotes
PAM site NEH) site | Iver AMsite
nickase |HDR NEH) HOR ickase
Cellectis TALEN E|'0|£|ﬁ9_| g_—rx/)‘\_rg/qu_ 1999 %E/m% Univ Vilnius UC Berkeley/Univ Vienna Toolgen Sigma Aldrich [NEH)
March 20, 2012 May 25,2012 0ct23,2012  Dec6 2012 fiypr
Broad/Rockefeller
Toolgen ZFN/TALEN/CRISPR Ao /S5 L Ar/AMA/XE 1999 ot Dec 12,2012
Editas CRISPR 2to| M AQI Xgg 2013 O3
CRISPR CRISPR 2to| A AQI XE2E 2014 R¥/012
. _ + + t t + t t - - t t t {
Intellia CRISPR gtojdAQl X228 2014 al= IMar2012 1Apr  1May  1un  1Jul  1Aug  1Sep 10t  1Nov  1Dec  1Jan  1Feb 1Mar2013
E EH, AU S, 7|25 e 21, 18sd

CRISPR 81H7|& 58 34 4%

o MMAHXMOZ QEAL It 7|&S Soll X 2HE st = M= Sangamo, Cellectis, Editas, CRISPR, Intellia, % SO0|Ct,
QAL It 71& EQ M= UCHE2!, Broad, EX #0|H,
S 2HO|MAQI MBA S 2% 7|& TR0l XA 7|&E Rt s, 1,2,3MU |XXIHY 7|1&8 ERetn /U
O 3MICH QXX 71| 7|&o| UXI $FS =2 A% ZXHZ0f Tt SIHIZL] MEZE Q6 UCHZ2], Broad S CRISPR €% J|& EQ 5J4 29| E3 £X0| &ets| T S0|Ct,
O Broad?| 3% =82 7t =3 oLt U= E5Ho| INAEEMHOZ ZIH SFE2 7 Wi, 0|TUC HE 2|7t SSote tFoM He2|Xs
TISH M| I (CEMIZE)O] THEE 2O AMRUEs Broad?t SARILE SHAITH 0|2 UCH 22| ZIMA| 0| CRISPRE &8¢t Lo Lol Hl<% E2I5t, Broad?| 5§ 60| ME2
MNEHKE AHSD A0 282 A% 0]01X| 1 Ye 0|t

o E%2 Broad=C} TIMN|ZLO| TSt M J|&S WE Al7|0f O|=0f IH=2Y

fir
1o
e
rot
e
=
=)
iml

=2
=

i1, 0| J|o R 3, B, QUM S61S SSUUTH: HojM, OFxl A4t Fo|x/et
CRISPR 70| T8l Broad 2T+ R2j3t 9IX|S XHXI2 JHsAE ICHD BErEICt
o Chot 2L FAMAEOZ MME|D YU, 2 20tol ol Y S= U Se0| WRBICH Fit 2t 20| SSE Ssiel Yot 25 Ho[sitte S DB, N
AIHORE T QHlo] S5 SAITEI} Ot A HRHEOl A O20| HapIt MY HTH I25H



(l9<;§00 AUIA) JOF Hicr= AlE

STXt X2 ¥ In vivo

o Invivo QEXt AIZE SEALY So| RHX DY FHQLE 8 402 X
MY ARE SEoHs WACE X2 Hio|2{A MUK BRIICE invivo. |
E PN

ivo (H|2l) FAe

3

O In vivo Al

x
<

o
T
o % 9lof g

N
or
rot
nA
o
10
0E
40
N

o 08 M
1
A
>t
Fu
N
N
or
ot
_lT‘_

JENRTRS g'

o
=
o
o
|-
1o
0=
=t
=
%a rg
o
L
S olo
w Mo
R}
o
[
=}
o
|-
N
10
Ot
rr
Y
=

|J 30
of%
Ao
rot
09
10
Jo
A
P

2 1r
B8
m
e
ry
2

O O
|[J mm
2
1o
M
o
H
o
H rr
r% s
fo M
4 2
HU i
5
< 0
<
(@]
=[o)
ot
o
=

ZO|ME CMT (Charcot-

<
)]

.
?

_|
(@]

(@]

—
=
>
o2t
fe)
e
0=
p
s el
0
o
o
r
og
fe)
Il

SHlo| si4f mo|Zetl CMTIA E7319| 84| mo|matQl In vivo Program (CMT1A)

LRl AT

= #rjel 34 HEH|2 SHH Yol

O CMT (Charcot-Marie-Tooth)e &1} & 28 S0| XO2E=
O VXWX REE CMT |2 SXX= 900 F0|H, HA| Xte| 50%= PMP22 =
QEXIe| 2 SHHO|Z YE|= CMTI1AY SHXtO|Ct 2= 2L 2F 19H{H, 2 -3 54 s
FM|H| OF 140TH0{ O] BRI} QU 2O 2 ABK UL, S
o CMT

5

* o UEEe

S uY My < t:\ o am® et
= o - U249 2EY e PMP22 &

SR

rir
>
of
% Ho
u-l.
=}
ru
|1kl
oF
rlo
ko)
I
5 X
a
ry
Ho o
10
M
o ¢
Hu
0=
futet
o
=

el

P
rlo
e
rd

CMT1A mice control - CMT1A mice + CRISPR

oA
>

PMP22 %

UMY

X 4o mm
A
Pal

0o

oz
Mgy E

i)

=2

]
=2
a

7

Xz 84 725 R 81,7185 7 I%%



FefetE Al

—

O
<
K
<

o O o

Xp 212101 thet

X

o

®)
T

O| AE 1t GMO2| CHHEX Xt0|

<

ol
o3

=M

TALEN, CRISPR SRt =012, &

NER

i
I+

oK

QEA =0}

TALEN

TALEN, CRISPR
ZNF, TALEN, CRISPR SQXXt =0t

3

ol

oK

QEx} o0

2|, FGH, M2

oK

<+
<+
ofr

SFZ29| Rt

HIQI=X Fgkofl

0]-g=sHHot

CRISPR
ZFN, TALEN

_ES
A

oK

QEA =0}

Mo

OpYof ofa| Exy

oK

QEX} ot

TALEN
CRISPR

EOE

A
(<]

CHE| FAL

2=
=

ofr
60
2l

H

F

Qx|

[
o
o)

=)

= H&

I CRISPR Cas9 7

.
(<)
[

S5=0f

-
o3
LH
5
ol
o
=
il
~
_.._I
8l
B
0
J
=)
ol
=
<
~
a 5%
=20
03
oh
ooy
oo
ol ._Al_
5.
il
du o0
~ K
ko M
oﬁ. ol
-~
VR
5 K
oF K
=~ D
ol
©° O
o] —
= O
g 3
oF W
™
=|=__._ Ko
<
o o
o) &0
4 o
~ =
go 1O
ERLA
<~
T
Ok Klo
O O

GMO (XXt #HY MEH|, Genetically Modified Organism)/F CHRIO 2 THEE|

ot A, =2 S0l ks

=
-

M T} J|s<

4

A=0

=
[=)

CHUEERAE SRS

S
ol

Ol e Ojey

pS|
(=]

ZoilM GMO | = =0t
o £ 2020 18 SXAILR SHE Sl KTt ot

(85%)2 7t

t (Oleic Acid) H|&

[¢]PN
b By

(20~40%), 2c|E (70%)2CH 4 &2 2T

40| 2 A2 2 J|tHECt.



=
=4l

(199800 D H4|A)

SR M= X 25|
Therapeutics ‘g
(EX VIVO)

= XtM|CH CAR-T | 2 H|

Global Player

: = ToolGen
m Cas9 Protein Editas

wo<  Guide RNA Crispr Tx
« BIONE K| 2H POBPDOT Intellia Tx
7 s SUGE7IME
7/ ToolGen
/ CRISPR 7|4 SXX} X| 21| \\\W TAL Effector nglﬁi“
Agriculture
(Seed)
" S(Eye) T2 Pt =S Zinc Finger 1;062'?::
= GenStorm (JV with Genovo Bio) = ZHLiver) Z2 13 o
= UL |2 SN Y 7|s0|1H = MZ(Neuro) Z2 13
Itz &M, 7185d g 8, 7125
AL .
=2Y SUIEE AYSY Y 1Y Z2Y FUXBE 7|28 AIEeg o HY
(o) (o)
g m ZFNs m TALENs m CRISPR/Cas9 m Meganucleases
8 -
7 ]
6 - 6 -
5 ]
4 - 4 -
3 ]
2 - 2
] ]
0 - . . . . . 0 - T T T T T
2018 2019F  2020F 2021F  2022F  2023F 2018 2019F 2020F 2021F 2022F 2023F
ItE: YHSEHA I LMIE], Global Genome Editing Technologies Industry Outlook, 7| 252 2 Y F 3 Y HAAME], Global Genome Editing Technologies Industry Outlook ’
=2
O L=



= Xl
O dXtA4af Hfﬂ% MJé-ll

O O O

(199800 D H4|A)

£x0| =@ To|=atel

Program Editing Type Route of Administraion Major Target population Target gene
Liver Biofactory Platform .
(Hemophilia B) Insertion (HDR) Intravenous Hepatocytes Hepatocyte safe harbor
Hemophilia A Inversion (NHEJ) Intravenous =liEs smt_,lscndal F8
endothelial cells

In vivo: Eye

Age-related Macular Degeneration Knockout (NHEJ) Subretinal/intravitreal SSfISnaI R VEGF, HIF1x

Diabetic Retinopathy Knockout (NHEJ) Subretinal/intravitreal Undisclosed Undisclosed
Charcot-Marie-Tooth Disease Knockout (NHEJ) Intrathecal Schwann cells PMP22
Huntington Disease Knockout (NHEJ) Intrathecal/ICV Striatal neurons Undisclosed

v Currently applying AAVs for most indications
v" Open to expand delivery options

v" Open to collaborate on new projects
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Buy(dh<) AIZCHH| +20% O|4 7t &5 ofl4f

Outperform(Al& =2 & 43]) AIZTHH| +10~+20% 37t 45 o4 Overweight (H|Z&CH) AIZCHY| +10% 0|4 Z=1t4=2] ofj e
Marketperform(A|H =2 &) AIETHE] +10~-10% 7t HE ofj A Neutral (B&) AIETHH] +10~-10% S oA
Underperform(Al&22& 6}3|) AIZTHE| -10~-20% 7+ &2 ofj A Underweight (HIZX4) AIRITHE| —10% OJAF X TK512f i|A¢
Sell(TiE) AIETHE| -20% Ofd} 37t 612t off 4
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