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In-vivo CAR-T= At HMUoilA CAR-TE 4. EAt T MZE ZEoIHME MZIt O

H RUAE FAsH| HZ0l| /HIE Ee ofF Wit 222, A|fsl ESO-TO12t KLN-
10109 27| Yo 2t SIHERUCH, A5 Y HIO[EAZ X7F CAR-T2H 3 Tts
of wad =0l O, Hio[gA HE=Z Qlst 27| BY BAE 50| Yotz S0 0'01

In-vivo CRISPR X|2H|Q Lonvo-z= HAE CHAF 317} QAOIA REAMT QIMAS S0
StH 1H27 {7t OlA. BEAM-302% 2H26 o7t &0 Xe OHC 2 in-vivo 8
A EY XEMER Y OF. 7I1& A MY XEHL RNAI XMt EF ST &
o T AN 0P JtS3HE BHH QMAF HER O HHEtE o 3 FY HHEtE wUH
0] A0 7.

wodE S

z= Xl 857
[P Not Rated () -0)
Moo Qx Not Rated () -0)
Bl B2ZEIA Not Rated () -()
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ME XM SHHZ[D UXTE...

CAR-T, Ul X|z22 2T &

7R HEe CAR-TE & 77Mold,

23502 o1 Qlth CD19 CAR-T7t 5742 7H Bo

FDAREY 3J7I= BCL(B-cell
MM(Multiple myeloma) 5 @44 =
o, YHz] 271 BCMA CAR-T7} ZHAJ8taL Qlth. CAR-TE Z7]9f| th A3 & Zgo] 9l

2 lymphoma),
= S dAACE SRAEY oY FoF FHo] 2 A} YR HESS Skl Ut

ZUMA-7(R/R LBCL 2L)°llA] Yescarta= SoC thH] EFS Y3 60% WHon OS EAAE
AYEE 27% 3= 2AE A Yescarta: ZUMA-7 YA 72 LBCL2LOZ A5
o] AZFOom, naive IAE HACE ZUMA-23 AL At Qo] F71A9l Eok o
A 3} g7t 7l Ao g dAtETh Carvyktie CARTITUDE-4(R/R MM 2L+)o A4 SoCol
tjv] PFSE ZA 7HAskd MM 2L oldo =2 Hg3S defdion, A CAR-TQ! AbecmaOl
Hlgf EA] AlFo] =oFol= EFotr 7HtE wiE ASY ASotar ot Carvykd9t
Abecma®= ZZF naive MM SRS tjA}0 g 3t CARTITUE-5% KarMMa-72 A8 %08
FaAlQtollA CAR-T AHE-2 T Wobd Hgo|tt.

FDA o7} CAR-T RIZH|
HEE
Kymriah
Yescarta
Tecartus
Abecma
Breyanzi
Carvykti
Aucatzyl

Ll 71 EPA NES
Tisa—cel Novartis CD19 ALL, DLBCL, FL
Axi—cel Gilead CD19 DLBCL, FL
Brexu—cel Gilead CD19 MCL, ALL
Ide—cel BMS BCMA MM
Liso—cel BMS CD19 DLBCL, FL
Cilta—cel J&J BCMA MM
Obe—cel Autolus Therapeutics CD19 ALL

XFE: Signal Transduction and Targeted Therapy, SUEFSH 2IMAHE

CD19 CAR-T &

BCMA CAR-T W&

($M) ($M)
6,000 8,000
5,000 I I I 7,000
6,000
4,000 I

- B | 5,000
3,000 [ 4,000
N 3,000

2,000 ] ;
- 2,000
1,000 B 1,000

e B NN, N T

BKymriah

17 18 19 20 21 22 23 24 25 26E 27E 28E 29E 30E 31E

Yescarta Breyanzi ®Tecartus ®Aucatzyl

21 22 23 24 25 26E 27E 28E 29E 30E 31E

BAbecma ' Carvykti

XtE: Global data, RUIEFSH 2IMRIME

an O
""E

XtE: Global data, RUESH 2IMRME
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Sector Report I

CD19 CAR-T DLBCL H|(ORR) BCMA CAR-T H|(ORR)
97%
83%
73% 73%
67%
%
53% > 53%
39%
33%
Tisa cel Axi—cel Liso—cel |de—cel Cilta—cel

mORR "CR BORR "CR

Xt=: Signal Transduction and Targeted Therapy, SUEISH 2|MX|ME] Xt=: Signal Transduction and Targeted Therapy, SUESH 2[MX|HIEf

ZUMA-7 A+ Ao}

100

=

-— 80—

E

=

E &0 —

=+

o

=

a

2 0

=

=

£ 204

w YESCARTA (N=180)

o standard therapy (N=179)
T T T T T T r T T T T
Q (=] 12 ie 24 30 3 39 42 48 54 o0
TIME SINCE RANDOMIZATION {MONTHS)
YESCARTA

SUBJECTS 180 161 136 116 108 100 80 41 14 1
AT RISK i17e 149 111 I8 88 85 79 &3 31 7 (]

Standard therapy

A2 Gilead, FUEISH EIMAINE

CARTITUDE-4 PFS &M CARTITUDE-4 OS &4

12-month PFS
" ... Week 8

] I'Z-:.st?eéuul i (n=208)
. 7o e L A CARVYKTI® (n=208
= , mOS: not reached
_ 1959% CI: NE-NE)
= .
3 zow Standard therapy (n=211)
g £ m0S: not reached
; s NE)
5o 20% 0 L Standard therapy (N=211)
2 . mPFS: 12 months .
£ (95% CL: 9.8-14) ’
: .
: 0
0 3 é L m 1] ] J4 U n 3 ] 1 ] L} H B ke U b 0 n 4 n 4] 4h
PFS, months . 0, months
15.9-month median follow-up (Intent-to-Treat Analysis Setl
08 m m 166 146 9% 5 n 9 1 0 CARVYKTI® arm 208 201 150 183 175 173 170 167 163 159 146 93 44 24 9 0
bl 16 11 116 [ M w N 1 [] 0 E Il 211 207 19 184 173 163 154 147 137 133 127 71 35 13 4 O
oo CRMKIam o Standord terspyarm ke CARVIRTI® am “+—— Standard thesapy group
Ttz J8J, RYUESH 2IMAIHE Tz J8J, RUESH EIMAIHE
A =
\ QOIEL S A

‘ Yuanta Secunties (Korea)
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CAR-T, 248t Immune Reset &3}
AR A7 A Aol AW T B AZE AAN "HY AASE AAEA0H= immune reset

o] FEI Ity mAb, bsAb & FA ZEEEQ CAR-T 5°] AMEEIL 3leH, CAR-T+
BCL 5914 &2 CR H]& 5= EoJWA 7k =4 B AlZE AAT & A+ ZEE=E wdt
El=

L

Immune reset 7§

Immune cell repertoire Immune cell repertoire Immune cell repertoire
Pre-immune reset Post-immune reset After B-cell Reconstitution
_ £
©@ OJO 00)
CXOXOIOIOKC, XXX
URORONONORT 0eee e @
@ Stemcell  (§ Memory B cell (@ Antibody-secreting cell Autoreactive cell

X1 Blood reviews, RUIEFSH ZINIE]

Kyverna therapeuticss= AF7PHIAZ0Z CD19 CAR-TSQ! miv-cel(KYV-101)9 43S A
B 3ol don, fFofuet Jd 23E HolH A AtHgES CAR-T7F 2 Aoz JET
SPS(Stiff person syndrome) TAFE tAFOZ 3t KYSA-8 YAOIA miv-cel2 £ & 165
ARl T25FW(Timed 25-foot walk) 374 714 thy] 46% 7HAAIAT. £k SAF 31%=
T25FWE 5% uto g gsiiA ZAR1T 553 520 =gt 6MWT(6-minute walk
test) ol = 165720 89m ols AYE AFAF. Kyvernas SPS A-85l thafl miv-cel?
BLA AFS AFF O 4Q7HA] At A& vhreld dAoltt. SPSe 5l X &A71 §lof
unmet needs’t ¥ A0 T G700 w HYPH Yoyt 97t 7FeAS w2 AoE WAt
.

KYSA-8 @it ZIHT25FW) KYSA-8 et ZIHEMWT)

................................................ Null hypothesis: No change from baseline zzg- _ 89-meter
= 1804 median

160 T _ improvement
1401 at week 16

1204
1004
80

60 '_______‘
404 1 Minimally
20 Important Change

oo

£ 20l . . . . . .
il BL 4 8 12 16 20 24
& b 3 12 24

(Median [Interquartile Range])

"
Change from Baseline in 6-MWT, m

V\su weeks posl infusion

Barele®

Week 16

o 20 0 60 80 100

Patients, % Visit, weeks post-infusion

AI2: Kyverna therapeutics, RUERSH 2|MA|HE A2: Kyverna therapeutics, SAEISH 2| M MHE
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CAR-TY Z& &2 B Alx 14 83= 958 44 7|4 a2 o]ojA1 Qe ZCe&E H
oltt. gMG(general Myasthenia gravis) B4 YA KYSA-GOA miv-cel F9F 32} 7
7 MG-ADL¥ QMG7} 37 ol ZHasis foujet /i 23E 7|53t FoF § 245 A
Aol MG-ADL¥} QMG= B+t -8.5% -11.3% 7|53, A4 gMG A=Aee] 7+ Hu
Al 2 )7t QIgiE

oH.
3l

KYSA-8 24 ZaKMG-ADL) KYSA-8 24 ZIKQMG)
R Change from BL Change from BL
124 Basel - i
N€ "Week 2 | Week 24 20 Baseline ook 2 | Week 24
1 Mean MG-ADL 10.6 —6.4 —-8.5 Mean QMG 16.9 —8.6 =11.3
g of o 15‘1
g Clinically Meaningful Improvement (>2-point Reduction) ‘g Ciimically Meaningfal Improvement (S3point Reduction)
3 2
(=
= 6 = 104
E S
= g
g 2
= 3 54
o o
BL 24 12 24 36 52 BL 2 4 12 24 36 52
n= 7 7 7 7 & 5 3 n= 7 77 7 & 5 3
Visit, weeks post-infusion Visit, weeks post-infusion
AF2: Kyverna therapeutics, SUIERSH 2|MA|ME AIZ: Kyverna therapeutics, SOIESH 2| MA|ME
OMG XIZH| U4 Hit 24 H|w
All other therapies require chronic Approved Investigational *
background immunotherapies FcRn Complement cD19 BCMA mRNA Miv-cel
Inhibitor? Inhibitor23 mAb? CART® CD19 CART
VYVGART® ULTOMIRIS® UPLIZNA® Descartes-08 (KYSA-6, n=6)
Primary Endpoint 4 weeks 6 months 6 months 3 months 6 months
Depth of Response MG-ADL Reduction ~4.6 31 4.2 4.1 8.5
Mean reduction from
baseline to primary endpoint N
QMG Reduction ~6.2 2.8 48 39 11.3

(non-placebo adjusted)

% Responders
Patients with 23-point MG-ADL improvement from ~73% ~57% 69% 64% 100%
baseline to primary endpoint (non-placebo adjusted)

Achieve Minimal Symptom Expression
(MSE)
% of patients achieving MG-ADL of 0 or 1

Not reported 33% 57%
At any point before
primary endpoint

6 months to 1 year

Note: The:

AFZ: Kyverna therapeutics, SAERSH 2|MA|ME

ROIEIESA
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E= HIE4 2 Hzx 712

ol 7HA] 37} B2 CAR-T+ E%F A7} CAR-T(Autologous CAR-T)Z F9F vt 3Ex49] A
A= RE whsojZth | A2 JHEH {84 224 9 JAE AR 5 F4 5 A
| FoHA] Alzto] A28, A} AQlo] BE AlE NEAE tigF Agito] offr &2 H]
&2 FusHA €k CAR-T % 59F 571 5ol weh A4t 717to]| Zto|7} /ot dRbA o= Al

E AFFE A=A A 200D ool BostH, dF EAE2 o 7Rt & A o)

LS

it

A&+

&

A

(o H

T-Charge SE1} 7|= CAR-T HZ 7|2} H|w

A —

YTB3z23
manufacturing
~, Lymphodepleting  YTB323
Leukapheresis IQ_I chemotherapy infusion
=/ Enrich, activate,
YTB323 I transduce, formulate
T-Charge (<2 days)
platform *
Target door-to-door time: <10 days
— I "
Deliver ta .
Cell Rel Final product Deliver t
oS8l mandichiing Fgoase  Finalpraduet Dolyarto
B .
Current doer-to-door time: =20 days
Traditional
CAR T-cell
process
Enrich, activate, fransduce, .
Leukapheresis \I'g‘_l. expand in cell culture, formulate Lymphodepleting CAR T-cel
CAR T-cal (8-10 days) chematherapy infusion

manufacturing

XI&: Cancer discovery, FLIEFSH 2l MAME

Novartise At CAR-T ZE0Z T NE9 Z7|HEA(stemness)S HES T-ChargeZS
283l CAR-T mo]zeel dif& MY Fol Ytk T-Charge?t -85 YTB323(CD19 CAR-T)
= FNEES FARTLEN QRNAY A2 FAlo dEl= AlZkE 953 10Y olst: &
oF &H|7} 7Fssith. T-Charge CAR-T= F9F Al AL 59| N7t Y=, Aol 714
o7 ZFA57| Wi 7|2 A9 theFo] CAR-T AIE £efog olsh Wy #d HA8e &
d 5 9E AoZ HQI

Gilead= A& A% 374& 88 KITE-753(CD19xCD20 CAR-T)t Yescartas H|WdH= 3
g Al AYhsty x5 Wil o™ AstraZenecas Gracel& 129 @0 45 T-
Charge®} A FasTCAR E0E-2 SEFT) thet, 7|& CAR-TS W7 R 83p T A2
£ ARESE7] wiEel WY Al AR T 2 ¥E 52 7iAde] ofEE AeE dddt:

AnOO0 F E = :’-_I
waldEsA
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YTB323 M Zn}

D CTL 019 YTB323
(traditional manufacturing) (T-Charge)
@ »
a1 x10° a 1x10°
o 2
g 1x10° g 1x10°
2 1x107 3 1x107
g 1 x10° g 1 x10°
h Ll Ll L) Al v A '- ¥ L L L ¥ Ld
o 7 14 21 28 35 o 7 14 21 28 35
Days after CAR-T infusion Days after CAR-T infusion
1,000 1,000
/.
100 100
all —
=
2 10 § 10
3 S
1 1
0O 7 14 21 28 35 o 7 14 21 28 35
Days after CAR-T infusion Days after CAR-T infusion
CTL"019 YTB323
—e— UTD uTD
—e— 2.0 x 10° 1.0 x 10°
—e— 0.5 x 10°® 0.25 x 10°
—e— 0.2x10°% 0.1 x 10°

X2 Cancer discovery, RUEFSH 2IMA|HES

YTB323 4t Hat

\ ;
10001 g
H o
2 2
T g 10,000 -
5 10.04 a A\
[
> §— 1,000 4 ———
£ S
g 104%
S S 100{%
3 g '
O 014 < 101
T T T T T T T (6] T T T T T T T
0 30 60 90 120 150 180 0 30 60 90 120 150 180
Days after CAR-T infusion Days after CAR-T infusion
Dose group a g Data cutoff: August 20, 2021
+ DL2 (125 x10°) + DL1(25x10°) Points represent means, and bars represent standarc
+ DL2 partial Tisagenlecleucel in JULIET deviation at each planned sampling time point

(>2.5 x 10%and <12.5 x 10%)

Rt&: Cancer discovery, FRIEFSH 2IMAMIE

2N SOIEHS

Yuanta Secunties (Korea)
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5% CAR-T(Allogeneic CAR-T)= 738 % So2RE A3 HY NZE TE CAR-T
2 A7t CAR-TY EAIE o2 7Fset tite g s ot 55 CAR-TE= 7S %5 A4t
o Qg o ¥ou= tigfF gito] 7kl Hl-E Hifo] Thsotal A FoFo] 7heRt o]
AUt ¥FH, EBRRIoIAIA e CAR-T FYLE QIeE ol WY §hgy 2 A& 8y 52
iAol WQ3ltt 55 CAR-T= 3HxF9] HAF M=o tist WY HRgQl GvHD(Graft vserus
host disease)7t WAL & lom, HIi= 2AFe] WA A|ARI0] CAR-TE 9F FHUO= Q14
3451 WY AR "RZo] HAISIZ|E Sttt CAR-T Al&Alo] HolxA o, S99 Atz
olojd = it

HY S W] 9o 55 CAR-TOA CAR &d 9oz oz 44 Wspt "asitt. 3
2 A4sts TCRS AAS B4 Az Higt | W3S W= FA0 HLAR A
UEE o S | AL ToleR Sk A 5ol AREAL o ST W2 AEAL
Z Qg A £ 5o& Qs < 5% CAR-T molZeilo] ALg FTotHA A% A
< T Wopl AEin. 22 in-vivo CAR-TS] 4 AP 271 HlolgE0] S7H=7] Al
HA 55 CAR-TZ| A2 ©% o292 Aoz disis, b I AR=2 <Isf HY Al
EZ7F B A7 BAEIM 55 CAR-T7F 82 4 S 2oz wdeith

&3 CAR-T RHR} Hy

Allogenic CAR T- Cells Patient Cells
m -
; N

Target Antigen :

oo

A CAR |

Alloreactivity

LR
(™= _ CRISPRs
s

-l TALENs

Yo ZFN

TCR
\M Somatic Cells

Xf2: Transplantation&cellular therapy, FAEFSH 2|MX| MEf

2NQOELS A
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Ot+l2 Casgevy 88 £k

Casgevy(exa-cel}> 23¥% SCD(Sickle cell disease)E ZASZo=z 375 oA A
CRIPSR 47 A=A|S] AJdste] &3t SCDh= 119 FAA19 H
TAst= Aoz AL EP)Y A7t wEo] Ao A HBH+= ZAF B+ Hl

Ak 9B SEo] WolAH, FO B# Sol4 B WM YoA Y FFL Fol/|E Atk

Casgevy= E9F 32} ZXEHANZO BCL11A enhancerE HIZATIA T & A FUSI= ex-
vivo AZAE #jo} sLZZEHI(HbF) 4/4d< 2= BCL11AE dAs) % HbF s%E =<t
HbF&= #joto] sRa=vle] tifige AAshd &4 & Tdo] &0 4 Hoh. HbFe A<
S22 RI(HbA)O HIs) Aba HSHer} wom, HEE AASE Wefs SCD SAtolA &5
Lol 271 AFY ES WE & vt HbFE 37H17]1= AZ2E Casgevy= SCD 97}

o]% THT(Transfusion dependent thalassemia)7t4] -5 EHoict.

Casgevy E2F & Hb o} HbF S 30|

L Trial1 Trial 3

Hemoglobin (g/dL) (mean £SE)
®

BL1 2 3 456 9 12 15 18 21 24 27 30 33 36 42 48 54
(4545} (46)(46)K45) 46 Y44 4 “ a4) 44, 0 5) 5 (32 a) 17 g

Months after CASGEVY infusion

XE2: Vertex pharmaceuticals, FAEISH 2| MX| HES

2208 g w2
}S Ho|1 Qlt} it ARE AJFbek= 3Ato| H|5| Casgevy T b=
u

AL "oz AE AFE A Y 9 2ERAE AA I T2 U UA| A o

254 Casgevy W& 1.
E
o

549 e 4%

o
717to] A8 E7| fiEo R gttt
Vertex®} 3522 Casgevys 7Ht3t Crispr therapeuticss in-vivo 28 ZAX w3 Z3H

22 A7 Bl don IR APAA 671d ol nF BITF A&EHE AL AP
Casgevy?] AA A=A risto-cel& 7HE 59l Beam therapeutics® PF7FAZ in-vivo I
F ABAE $& mojngRloz Jfdstal low, @A ex-vivo A9 W2 HIALS AT

% 9 Hiotol @ o el

0
32
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Casgevy EIE BIR} B12H4Q25 7I1F)

S @

Patients initiated 1st Cell collections Cell infusions
301
147
2024 2025 2026+ 2024 2025 2026+ 2024 2025 2026+
111 in Q4:25 37 in Q4:25 30 in Q4:25

XI=: Vertex pharmaceuticals, FUEISH 2[ME|HE]

Casgevy Fof 2Py

Myeloablative
Patient entiication Pl Mobilization and Manufacturingand  Conditioning,® Infusion, Follow-up
and Evaluation Apheresis® Quality and Engraftment®

v

a—% 4 Q | =B R

@ SCD: Median 41 days

Timing varies # SCD: 28 weeks @ SCD: ~3-4 days per cycle® ~24 weeks (range 29-62)' Up !o.ls yfaars
per pitnt #TDT: ongoing @ TDT:~7 days per cycle¢ ® TDT: Median 47 days postinfusiont
(range 31-117)'
SCot I"P?ﬂan(( 34 days) Inpatient Qutpatient
Outpatient Outpatient TDT: Variable (4 days)*; N/A

Inpatient (=3 days)

0

A}Z: Canadian journal of Health technologies, F2EFSH 2| MX|HIE]

In-vivo W ZHZE HAUMAYS CiA)

60

50
40
3
2
1l

1 Month 2 Months 3 Months 4 Months 5 Months 6 Months

% Editing
o

o

o

RI2: Crispr therapeutics, FAIEFEH 2lMX|HIE]

10
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In vivo CAR-T, O|&X L[joto= 7|LC{

In vivo CAR-T = QHX} X|=H|

< 5% A7 CAR-T9 &% CAR-T+= @A AHEEI = CAR-TY TAHE ¢
o4 = S AR HRlY I8y 943 ayet JIA /s BF UEAI7)7]= o
A& 202 HolHA MZE titOE in-vivo CAR-T7} 58 Qi

In-vivo CAR-TE= AW T AZoA CAR +8A T FLoteS i1, 7|€ CAR-TEC]
AEZE FYsH= AE ARZAHTGE, in-vivo CAR-TE= T AZZ EHIOZ CAR SAAE Ag
St FAA A AS] 7T Viral vectortt LNP 52 AEAE CAR FHAE A AU
T 2= AYs] CAR-TE W=A v, & AEE AMSSHAAE WY A A3 &4 74
Q= Al go] "g glo] AVF CAR-TY Hik:= FASHHA L w2 B-83 A4k A7t 5
2 N 7S Ao=E 7Hditt

Ex-Vivo CAR-T &} In-vivo CAR-T H|d

B
3 Collect blood from pateint

("
&

‘- Ooath ot
Quality £ awcaccens 1
comrol/ y Infusion
-
’ e & e s
i ® 7
CART cel[s\ / : T cells i %
expansion o B & / vy,
!
Chimeric antigen receptor Insert gene for CAR Tcall —
(CAR)
Ex vivo CAR-T therapy In vivo CAR-T therapy

K12 Biopharma PEG, StEFSH 2IMAIHIE

11
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;:7' _I_I_B_klg J_l_ﬂx'l

In-vivo CAR-T Tpo]ZERl&52 27| TAZ AYAe|Y A4 dAZ AY F<1 Tmolzeelo]
g FEoltt, Igoe Ads] F70E ESO-TO13 KLN-10109] A= 44 At Hold
Aol = E?‘BJ_’— a4 olth. ESO-T01Z 59 = &4 tid A4 dlolHE HEFoH, A
T 3 19 AQst 44 FoF 3 29 AJH-o MRD(Munmum residual disease) 24|
EE”IHOU% ORRZ 80%(4/5)% 7153t 4% % 382 1= AAIAE Aol ZRI=A] ¢
= 59 sCRE 243 YA 19%: M protemol 90% ©)A; Z4AsH= VGPRE $84
oA 5T FelFitt

ESO-TO1 X[ B
a
PR
mm CR

o . sCR

E — On follow-up

£ 1003 o — —i Death

3 A MRD negative

T
0 15 30 ﬁD 90 120 150 180 210 240

Days after infusion

K& Nature medicine, FtEHS T 2| MAHIE

M Protein(Biomarker) 43}

Free light chain(Biomarker) s}

60 1,400
—| —e— 001
1,200
50 —e— 1002
1003 £ 1000 7
T 40 4 — 1004 2
= 1005 =
= L1s]
g 30 £
5 =
(=1
= 20 D
8
[
10
o+ e ——— ¢ 3¢ , —
0 I I | ! I a1 20 30 60 120 180
o 10 20 30 60 120 180
Days after infusion Days after infusion
At Nature medicine, FUERS2 2IMAIWE T2: Nature medicine, SOIEESH 2IMA| MIE]
12
2% QOIELE

" Yuania Securifies (Korea)



ox

Kelonia®] KLN-1010% &< 1€ & MRD <

Sector Report I

92 715321 FLC, M protein 5 MM &3

volonlA A2 BIE ORRS 100%(4/4)% CR 1%, PR 3%E 7159 714 34 2
I 71zk0] A B4 PRS A CRO| EHHTHE ol B 7gto] e BAEOA

T Y A4 3% Aol s ACE Attt ESO-TO1¥ KLN-10109 %7

H]_OO

T O

ciltal-celo|Y} anito-cel¥tE AR 71535 207 Holy 3FF DoR, AL Sof tist sl

o Basit

KLN-1010 X7| A} Z3}

Months post treatment
1 2 k]

Patient 1 O
Patient 2 O ol
Patient 3 O q
Patient 4 —_—

Involved sFLC M-spike levels

‘:; Post-intusion o :: Post-infusion
el S..
2 2
E'w 2».
B e (4 \
g ,
L » [ z) "-Va"’l
N
L A B S AR

1 5 6
. : ! m

O MRD negative 10°

MRD negative 10°
*Mast senaitive fasult from nest
foneration ow cytometry of sequancing
Soluble BCMA
- 090
o o Post-infusion
E omd o 9
o *
E ey \'/ a w— Patient 1, OLY
; 0000 NN == Pationt 2, L1
T ¢ - \ O\ Patient 3,011
L™ g \_\\‘ Patient 4, 0L
0w
" N\

""n‘.\ 0" o\ 0; 0.0\\ O\” 0’0 *\ ﬁ p

X2: Kelonia therapeutics, ROAIEFSH 2| MR MEf

9ot

EtSa

‘ Yuanta Secunties (Korea)
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Vector &3 BX8 £H

ESO-T01Z 80%(4/5)°l4 CRS7} 'HA3 2™, grade 3 3= 60%E AHAIZTE ICANSE 178
AN TP F5E+= WU Carvykti®t H|ZA] CRSEF ICANS A HlE+= |ARIS L
grade 3 ©]AF ZCEOHH 2 Apol& B DLT(Dose limiting toxicities)= IHEEA] &3ko

U89 @ Bgey b 54 F7F 5ol WWsH] @At Lymphopeniadh
thrombocytopenias= £ A A4 FAZ 2, neutropeniake 80% A4 HILE]|Q)

G B $RES BoF 7 2 A% o] 22 WaFoH Yr 12 APL APEA 9%k
o} wabd E2E g2 EL CAR-T AlZL skt @ HHETE viral vector® Qg WY vk3o]

6% WY WS B AEEE £ 3 129 Aol FA3| F71 F 4AR0H, CAR-T A
X Z7}of ug} ohA] 2718t ¥hE KIN-10102 grade 3 o]A+9] CRS9} ICANS H2Hgo| g
ASIA] korthal g WA 22 lentivirus 7|4t vectordolx Ao|7F AT}, In-vivo CAR-T
S 27159l AF0] BAY HO2 Moo, vector A 7] $AE Wk FAF A
o= wddit
Carvykti QF-M(CRS) Carvykti QFHS(ICANS)
95% 23%
78%
7%
3%
3% 4% 0.5%
CARTITUDE -4 CARTITUDE -1 CARTITUDE -4 CARTITUDE—1
BTotal " Grade 3—4 mTotal ~Grade 3—4
Mz RUERSH 2 MRHIES A2 SOIEEH 2| MA|HIE
EoF & #Z Viral titer X CAR-T MZE
3,000 - 'E 10°
» |
2500 Fal 4 p—o
N E 107 / 4 /“
E 2,000 2 . «
o g 107 ' T
;I 1500 - i !"’j = “*\. 5 =
I - _:I._' - !,,- //" - “‘l\\_\
= 1000 ~ . g w | "
_-:; - o s W ]
500 - . T :_:::::-1-‘ w g
o £ i ¥
:; ; : E 1w '_J v . T T T T T T T T T
0 2 4 €& B W 12 WM W N M B EOD

Days after Infusion

Days after Infuslon

KI=: Nature medicine, FUERSH 2 MAIHES
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Xf2: Nature medicine, FUERSH 2IMAIHIE
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Sector Report I

ESO-TO1 £2F & &F Ferritin 3} ESO-T01 F2F = & CRP i3}
25,000 70
60 —
20,000 -
T T 50+
2 15,000 A g’ 20
£ o
£ 10,000 ~ & 30
& 2 20 :
5,000 -| /A"ﬁ\
10 -
I (2 b S B ot —
0 1 2 5 1 15 20 25 30 0 1 2 5 10 15 20 25 30
Days after infusion Days after infusion
XE2: Nature medicine, FUERSH 2IMA|HIE X2: Nature medicine, FAUERSH 2IMAIHIE
ESO-TO1 B 5 €% |L-6 s} ESO-TO1 £ = & IL-10 W3}
6,000 1,200 —
_____________________ LoD . .
_ 4,000 __ 9004 LOD
é 2,000 g
£ 1000 £ 600+
© o
4 750 =
—
500 .l = 300
250 - N
o] [ o 4 ! -
0 25 10 1B 20 23 30 0 1 2 5 10 15 20 25 30
Days after infusion Days after infusion
Aj=Z: Nature medicine, SRIERSH 2IMXIME Xi=: Nature medicine, FOIERSH 2IMXIHE
Cita-cel £2f 5 &€ Ferritin, CRP 3} Cita-cel £ = &3 Cytokine 3}
~LD Chemo ICART ==CRS * Tocilizumab w10 Chomo ICART =CRS ¥ Tocizumab CUCIF LS N
2 600 A8 - Ferritin 6 *440001;— 4GB 47 *INFB
_EJ : *CRP -E‘40000 A Wy I8
?:7. 4004 49 9 50001 : 10 4IL9
- ‘?‘ 2 g 40001 13 HIPA0
= o é S
30004 [L-15 MCP-1
5 2001 -2 £ M-
= gy / LA +MP-fa
c | /
'y . P-1
0 A e — 3 W/, S | T2 NS
S5 0 1"_/_ f14 G I%ll’(d 28) 56 84 045 P 28 g L4 ~4-Perforin
ime from ays, . 7 i §
Time from CAR T (davs) #4001
Xf2: Haematologica, FAUERSH 2IMAIHIH XIZ: Haematologica, FAERSH 2[MA|MIE
15
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In-vivo CAR-T 0] H|&5l= 2IjOrS

In-vivo CAR-T7} |22 tite 2 7| E wrogA Blnns9] ufo|Zale] 9 7] gH 7} o]
ofA L St AZ+= 259 3¥ Aol AYstr] A&t EsoBiotecw FH 109 &2 | <
oA lentivirus 718 Z3EQ1 ENaBLI} ESO-T01 & zto]zatolof tist AzlE SRt
AbbViek 79 tLNP(targeted LNP) AE 7]&S E-H3F Capstan therapeuticsg U-HOH,
A7} CAR-TE 7IA 1L = Gileaed?t BMSE Interius bio, Orbital therapeutics 5& 2145
HA] in-vivo CAR-TZ9] A3S Hojq Qi)

2690 % Elililly9] Orna therapeutics®t kelonia therapeutics Q14 A|2Fo] HIEEH in-vivo
CAR-T EA7} A&E I Ut} Ornas 93 729 RNAZR PgZolx d J&o| f<=o}m,

ReNAgade therapeutics

9l

0142 tLNP 7]€% X851 9t} Kelonia:= lentiviruss ©]-23t

in-vivo F82F HAE 71&9 iGPSI d4 ©A mro]zzkelQl KLN-1010(BCMA CAR-T) 523

7FA 1 ek KLN-10102 25\ 1529l %7
2 Hg 7l& g go|mgljlo] FAFSE EsoBiotec HH] 74 o4

o=

| e 2AMom, 4t Holgg Aito
A2 14t

=Q in-vivo CAR-T &1 Aot

Ak A7
25.3.
25.7.
25.8.
25.10
25.10.
26.2.
26.4.

Q= 71 m[Qls= 7| F A TR (W) HE 7lE
AstraZeneca EsoBiotech 1,000 Lenti viral vector
AbbVie Capstan Therapeutics 2,100 Targeted LNP
Gilead Interius Biotherapeutics 350 Lenti viral vector
Gilead Pregene Biopharma 1,640 -

BMS Orbital Therapeutics 1,500 Targeted LNP

Eli Lilly Orna therapeutics 2,400 Targeted LNP

Eli Lilly Kelonia therapeutics 7,000 Lenti viral vector

Mg 2L RUESH EIMAINIE
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Sector Report I

Vector SHE0| iploz= TCt

—_
In-vivo CAR-TO|A] vector &S] A o] AHd AOE W3l In-vivool A= e
vivolth =2 F4 Alx Mdei/do] asty Ao WY w32 m5ty] ffsf WY 17’3'
#o} gt} In-vivo CAR-T Tro] kel tjF2o] viral vectortt LNPE vector® ARE-5FIL Q1O
o, viral vectori= Bl A2 FAA ] FAAE AUT 4 Slo] 4714 CAR ¥&o| 7hs
st od A&Moz ZF U HeZoA ST Aow wuwh vhH [NPE mRNAZ
/\}—Q-OH YAl CAR o] 7hsotH, A7FAGAS oA LAIAQ] B Al 1124 o Ag
} Ao Holth

In-vivo CAR-T ME &fAl H|m

A T cell surface receptor
Targeting ligand &

O s £ N
= 2 \ Durable
_____ < CAR
i { expression
&7
Endocytosis
-
B ~ transcription //'
Fusogen '\ /
- .
T— T cell >
Targeting ligand ~ 1
X e ‘J e — Translation
\ Endocytosis -4 %
- e mRNA SR
3 CAR
Transient
R
T cell expression

T cell surface receptor

A2 International journal of molecular sciences, GOIEISH 2| M| MIE]

Viral vector2 HHE lentivirus7} AREEI lom, WY w0z Q| AR 7}53St viral
vectore= AHAY Ao g wHdtth WY g2 mot7] Yaf ESO-T01 lentivirus?] MHC1
< AAstEA CD47 TAE B th4 2&Z 3ustes AUt E3F TCR FAE &l
T Al Ae/dE =olHA VSV-G B Sl e N2 T 7S Rtk

otk
rio
)
i)
rot
o_?_li

LNPOJA = ZHofM o] S21g Eol7] H3f o3t A Eo] ALgHH, T Al

5 H
o _|1m

A 5% BEUORA 7HoR0] AIE FolWA T AXo] thet AT 1R o] &
853 9k ol9jo|= PNP, Exosome 5 HYAIR FEw glor], £4 Je4o] Lou
A EY uhgo] We A 7|4USE £ AWYS 7 F0R Bt
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Viral Vector H|u

Virus family Transgene size  Genome integration  Duration of gene expression Tropism Immunogenicity
Adenovirus 8-38kb No Short  Dividing and nondividing cells | Typically immunogenic
AAV 4.5kb No Long Broad tropism Typically low
Retrovirus 8 9kb Yes Short Broad tropism Low
Lentivirus 9kb Yes Long Dividing and nondividing cells Low
Herpes ~50kb No Short/Long in CNS Broad tropism Typically high
Rhabdovirus 4.5kb No Short Broad tropism Immunogenic
Vaccina 30kb No Short Broad tropism Immunogenic
REZ: Charles river laboratories, FIEFSH 2|AA|HIE
In-vivo CAR-T M=t
(A) -
1 J <_J Strategies for in vivo CAR engineering
h ¥ LNP-formulated Polymer-formulated Lentiviral delivery AAV
nucleic acids nucleic acids system delivering system

mRNA
or DNA

Lipid

ESO-TO1

(B)

Antibody or
fragment

(Lentiviral-based in vivo BCMA-targeting CAR

engineering for treating multiple myeloma)

SYN >—|Ami-BCMA V4|CD8 HD and TMDI 41BB [ €D37 |

Polymer

““, 60&@
o]

4 &)
/’99’ | *‘*

6o stody

£96069c

Single-chain

variable fragment

CD8-L829-tLNP

(LNP-based in vivo CD19-targeting CAR engineering
for treating B cell cancer and autoimmune disease)

Nanobody
Anti-TCR Viy
Enhance T cell targeting

PRG1801 BCMA CAR
Clinically validated
CAR structure

lonizable lipid L829
Reduce off-target liver
accumulation

CD47"
Reduce
|_phagocytosis

ENV
Mutant VSV-G
Enhance safety

o

SYN
T cell specific
synthetic promotor

MHC-1 knockout
Reduce

immunogenicity

Hu19 scFv CAR
Clinically validated
CAR structure

E:>—{Hu1 9 scv| CD8 or CD28 HD and TMD| cD28 | D37 |

Anti-CD8 antibody
Preferential
transfection of CD8 T

mRNAs with various
UTRs and
codon usage
Enhance mRNA
stability and
translation efficiency

KF2: Trends in biotechnology, ROESH 2| MAMIE
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Sector Report I

S XX} MEIE in—vivoOi|A]

Lonvo-z, 517t 2i4f ClIOIE] ¢l

Lonvo-z(NTLA-2002)+= 49 HAE(Hereditary angioedema) 37 9491 HAELO ¥4 2
e Tglon It Z]_-liE 2290t HAE= C1 esterase inhibitor T §-AA} EdHo| &
oz HES 9= bradykinin®] £712 @RS Lonvo-z+ prekallikreing W&+
KLKB1 {32} Hl%‘éé &9l bradykinin B4 Wollsts ABAE 1/244°04 50mg £
oA @3 kallikrein %= 7|4 did] 80% o4 T4t 367H¥€Y F4 &HF 7|7 59t

kallikrein Z47F §A=HA KLKB1 F42 HI@A3He] 4717 A&a 9 e SRI= e

Lonvo-z =& 1pY

In HAE, C1 inhibitor deficiency imbalances the Lonvo-z was designed to stop HAE attacks:
kallikrein-kinin system (KKS), leading to excess Inactivating KLKB1 gene resets the KKS to stop
protein production and debilitating swelling attacks excess protein production and HAE swellings
Blood vessel with HAE Blood vessel after lonvo-z
= “ > e | > e | @ ® | ~
Factor XIl —> Factor Xlla Factor XIl —> Factor Xlla
HERBI Prekallikrein L Kallikrein KLKBY Prekallikrein —> Kallikrein
- ! D!
HMW kininogen —> @ Bradykinin' HMW kininogen —> @ Bradykinin
8 B 8 B B
M e g . M s

A”At“ : S o o sl S

K2 Intellia therapeutics, SIERSH 2 MAHIE]

Lonvo-z £ £ Kallikrein 8% &
Pooled Data from All 32 Patients Who Received 50 mg Dose of Lonvo-z in Phase 1/2
0% 4
-10%

-20% -

=
‘T
o
=
T2
w H -30% 4
EE
B E -40% 4
5 =
8 s0% |
(<R
22 sow
© o
S E
e 6 0% -86%
@ = . -87% o, Y
= -80% - -89% -89%
s l 1 i 1 1 I
-00% 1 1 ) G G ?
-100% T T T u T u ™ T
BL 2 4 6 8 10 12 14 16 18 20 22 24 26 28 30 32 34 36
Months after lonvo-z 50 mg infusion
(N) 32 32 30 29 27 26 23 18 14 14 11 9 4

K= Intellia therapeutics, SAERSH 2| MAHIE]
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HAELO /gellA lonvo-z T &AE9] ¥ Hd T& 3l4= 0.263]2 placebo(2.13]) thH]
87% =AUt 6714 Bt 717t B9t lonvo-z FoF EAOIA R v HH A} H[E2 62%=
placebo(11%) ™H] FoJu|gt Zpo|l& HJot. 485 4 I 7|7 & T2 315 47 /A
EHolon, 285 & WA Fof SR04 wEA o E& 357} ZhAskoih

oFd Ao A IRR(Infusion-related reaction)2 A|2J5Hd lonvo-z FF¥} placebo oA &
oJugt zfoj= BRI A] Ak} IRR FAE-2 62%(32/52)°14 TR oY grade 2 OstE 7
Hjgk =209l 0H, AAHo|Lt. Grade 29| ALT 37t TEEJAOY dFI Yol AAFo
= IJEEHHUA g 3t

gl ezt b Lonvo-z QMY A}
2.5 Primary Observation Period Lonvo-z (N=52) Placebo (N=28)

-"C-' 2. 1 0 (Weeks 1 — 28)
=
E 2 TEAES in 210% of patients, n (%)
;:ﬁ Infusion-related reaction 32 (62%) 5(18%)
g 1.5 87% reduction Headache 10 (19%) 3 (11%)
% (95% Cl: 78%-93%) Fatigue 7 (14%) 3 (11%)
% 1 p<0.0001 Nasopharyngitis 7 (14%) 9 (32%)
I

Back pain 6 (12%) 3(11%)
c 0.5
E 0'26 Upper respiratory tract infection 6 (12%) 2 (7T%)
= - Serious TEAEs 0 1 (4%)*

Placebo Lonvo-z Grade 23 TEAEs 0 0

X2 Intellia therapeutics, FAERSH 2| MX|ME

20

X2 Intellia therapeutics, FAEISH 2|Mx|MEf

Mean Monthly Investigator-Confirmed HAE Attack Rate Over Time
—8—Lonvo-z —®— Placebo —®— Placebo—Lonvo-z (post crossover)

5 -
-
o
: |«— Start of Crossover Period
—~ 4 - \
Sw \
g8 |
E
c
<5 3 R [ ‘
w e
<= T
T 2 | I
Y- 4 |
5 =
59 :
a= :
E 1 |
=]
= & —— & &
4 ¢ + -
0 - - - - - - - = Ly
BL 4 8 12 16 20 24 28 32 36 40 44 48
LTP wash-outd G Weeks Since Initial Infusion
Lonvo-z (n) 52 52 52 52 52 52 50 44 43 20 8 6 3
Placebo (n) 28 28 28 27 27 27 25 21 0 0 0 ] 0
Placebo—Lonvo-z(n) 0O 0 0 0 0 0 0 0 20 12 3 0 0

K= Intellia therapeutics, FAERSH 2| MAHIE]
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Sector Report I

EA| 0|2 Jit= X|7{E{0f

Intelliat= 2H26 lonvo-zO Wt BLAE A&T dAolH, 1H27 AUsE HExotal Ut
HAELO /oA 8 B7F AEE S oH, PdgolA: [RRES AlQjstd dohe 7248
o] ERIE|A] growA 57t W A3} 7S & ALE Wit ot 57} o] AYH A
= wf} 7HE, B AR 5o wet Ao|7t & Ao R Helh

HAE 988 220 & Takhzyro(lanadelumab), Anembry(garadacimab) 5 A X =ZA|7} AF
257 9lor 259 ASO 2FEQl Dawnzera(donidalorsen)® 8715 ®rom thr okEo| AR
ol ok A=A 7 AF Bl Ade glou 2Hy BlaolA EE 814 AEY EE nAY
A} vl SolA] Ao|7F A4 Yol B AE E 7] HolH gE o] 8% ACRE oA
ct.

Takhzyro ¢ W& H|Z X0|

51 Placebo
Lanadelumab
4 L 150 mg gdwks
M Lanadelumab
E 300 mg ghwks
237 M Lanadelumab
£ 300 mg q2wks
o
a2
g
é 1 T_‘
N e ! ] o ————— e —
Qd--mmmmmmmmmmmmmmmmm— il t_—____:TI ............... e e —— —._ .
T T T T T T T T T T
Run-in Week 2 Week 4 Week 6 Week8  Week 10 Week 14 Week 18 Week 22 Wecek 26

Study week

K2 Allergy, FUERSH 2| MAIME]

Dawnzera & Wt HIT

Placebo-controlled Study

-75

-100

Mean change from baseline (%)
=

Dawnzera & L& ZHA2(Q4W)

Open-label extension* Moderate-to- Attacks requiring ER. visits due
severe attacks* acute therapy*

to attacks’

-20

-40
DAWNZERA every 4 weeks

DAWNZERA every 8 weeks 60

-80

-100 \89°/° 92°/°'

LSM change vs placebo from Week 4 to Week 24 (%)
LSM change vs placebo from Week 0 to Week 24 (%)

D 4 8 12 16 20 24 4 8 12 16 20 24 28 32 36 40 44 48 52 -100 %
DAWNZERA QW n=45 & é REDUCTION REDUCTION 95
DAWNZERA QBW n=23 14 2 {P<0.001) 0,001 REDUCTION
Placebo n=22 t ! (P=MR)
A2 lonis pharmaceuticals, FAEFSH 2| MAME X2 lonis pharmaceuticals, SAEFSH 2| MAME
21
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-

| L
| .
= ]
™ ©°

Elevidysoll £33}, Zolgensma=
Novartisi= 24| °1%; SMA 34 tiFo 2 AHE 7Hset T
S 7|5t Qict. Elevidysk &4 =
7} Ao} vrag
sirolimusg& #©°
gelo] 7Fsd A

Jo
2,
3
fru
=2,
10
o
2
)
o
o ™

|44 34 X FAQ Otarmeni’t FDA 591
S7Fstal ot Iy ofd7HA] EEHA

o
4
==
=
gt
ki)
2
gt
st
i)

0,
[e]
|o

rO-IZJ"H-U
A
oimzﬂrﬂ#

PO
2

Astn AgRyol| st

o r_?ﬂ l‘ F[O
oo —

o

ul

&

o

AT 58

o b 4%

227} Qt}. Sareptas
| E9Fsl= ENDEAVOR YAto] 814l TS EE /Ao, 268 57+ 23
A0 F o AFET

L 8B
w)

=g a7ty

& Se voby

gto 3]7} in-vivo FHA ABAES

B(@7 i 100 &
7Fs @ Bvrysdi 241 olF g4] AL ek

o]XhE Zolgensma®}

Itvismas o]7} gtom Al wj& A
Hojgo} 7tedog 93t AR 3kat

Bopsh XA W tiZo] HAfey] uho)
QHAgo] e A7) 24 B2 dojs REL 712 AA
A= 87 ARA] 8] 24

o] Azko] Aol uet 5
Aow oA,

Elevidys FoF A%

2 HgAAA

RS S B |

Fof g

ojF A TS U

A AzAE

In-vivo FHX} X|2A|

HES 71 NES HEH|
Beqvez Pfizer Hemophilia B AAVrh74
Elevidys Sarepta/Roche DMD AAVTh74
Hemgenix CSL Behring Hemophilia B AAV5
[tvisma Novartis SMA (=2 years) AAV9
Kebilidi PTC therapeutics AADC deficiency AAV?2
Luxturna Spark therapeutics Retinal dystrophy AAV?2
Otarmeni Regeneron Hearing loss AAV1
Roctavian Biomarin Hemophilia A AAVS
Vyjuvek Krystal biotech DEB HSV—1 vector
Zolgensma Novartis SMA (<2 years) AAV9
K& FDA, SUESH 2l MAIME
M ZES(SMA) XA 1HE
($M) BSpinraza Zolgensma Evrysdi

7,000

6,000

5,000

4,000

3,000

2,000

1,000

16 17 18

20 21 22 23 24 25 26E 27E 28E 29E 30E 31E

XtE: Global data, RUESH 2IMRIME]
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Sector Report I

SMA X|ZX| H|w
Brand name

FDA approval

Target

Indication
Adminstration
Mechanism of action

Spinraza
(Nusinersen)

2016

SMN2

Pediactric/Adult

Intrathecal (Every 4 months)
Splicing modification

Zolgensma
(Onasemnogene abeparvovec)

2019

SMN transgene
Pediatric(<2 years)
IV(One time)

SMN transgene

Evrysdi
(Risdiplam)
2020

SMN2
Pediactric/Adult
Oral(Daily)

Splicing modification

Xt=: Neurologylive, FIEFSH 2IMRIME

ENDEAVOR cohort8 A A&
Up to 31 Days

L 6obas [ ]

N=-25 | oo

12 Weeks

I Additional Steroids

Part 2
|

I Peri-infusion Sirolimus Dosing

[ Additional Steroids Taper EE22 Maintenance Dose Sirolimus (QD) Target Trough 4-8 ng/mL

Primary Endpoints: Notable Inclusion Criteria: Notable Exclusion Criteria:

9001-dystrophin expression at 12 weeks

Incidence of acute liver injury

Non-ambulatory

LVEF <40%
FVC <40%

X2: Sarepta therapeutics, ROIEISH 2| MAIMES
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BEAM-302, ¥&X dZ 7|Cf

AATD(Alpha-1 antitrypsin deficiency)= SERPINA1 AA}9] =Ho|2 dAYsl=
g0 FF AATY w7t FESHA] gAY BB 29 AATZE A=A Hoh. AAT7H
HZ3 A% proteases AAISHA X9l ¥ &4 oplsty H7|Eo] WASHA Het R &
AATE FOofsh= AAT $7F 840l AMSEH, F4fo] Azt A% HolAl& WA ot §Hd 1t
2 HIBAAQ F2R9 Z-AAT7} SAEHA A5t 71 o]4lo] Z s},

jus)

ol

Az il SsiRNA, 44 By 71& 5 oget ZE98E9] AATD mho]zejelo] 34 Fof
Utt. Sanofix= 229 2] InhibrxE Aot FoF HOAdE £ efdoralprin alfag X
P} ElevAATe(23)0llA efdoralprin Q3W FoftolA 7|&A] e 5 AAT s=& B¢
24.1uM A53om, Q4W Tl AE 16.8uM —7}1{1:}. H B YR 7.6uM F
7t B3t Takeda®t Arrowheads= AATD #& 7HE%S i OR fazisirang &5 7N
207 H|HAF AATQl Z-AAT AAS AAISY. 24914 fazisiran 200mg F2F SAEO A 7]
A tH] EF Z-AAT 5%7F 80% ol Wobxtt.

r.’.% r%N

AATD 2 7M1 3 REEIEIE B2

W mutated SERPINAT DNA

l| ........... DNA editing techniques: CRISPR, virus vectors

M\M" mutated SERPINAT mRNA

RNA editing techniques
l’ """"""" RNA interference

=3 misfolded AAT
":é;‘ 3 bececcees AAT correctors

Unopposed neutrophil

"7 L Polymerisation
elastase . _; Polymerisatio

AAT GUQGMENtAtON; <= sssessssansnead
¢ human/recombinant
* inhaled/IvV

NE inhibitors

Liver fibrosis

COPD

Xf2: Centro-Alfa-1 granada, FUERSH 2% MEf



Sector Report I

Fazisiran A Z}

-@- Cohort 1: patients receiving fazirsiran, 200 mg (N=4) Cohort 2: patients receiving fazirsiran, 200 mg (N=8) Cohort 1b: patients receiving fazirsiran, 100 mg (N=4)
A Percentage Change from Baseline in Serum Z-AAT Concentration B Serum Z-AAT Concentration
Injections Injection Injection Injection Injection Injections Injection Injection Injection Injection
01 400
” | 350
o
c -20 c
3 S 300
s £_ 20
g 404 £ 2507
3 s
g
z $E 20 il
]
¢
5 T [ AT \
< R T I i $ o] | I
. 504 [Nhz A
Ty ¢ T v ? N—t—F 57§ 7
Wt T T L 5 [ e e s S S S s A S S e ——
0 4 8 12 16 20 24 28 32 36 40 44 48 52 56 0 4 8 12 16 20 24 28 32 36 40 44 48 52 56
Trial Visit (wk) Trial Visit (wk)

A& NEM, FAESH [ MAIE

Ak FAROl HREO SERPINA1 GAAE MM diEGAAE 7HA2 9oy M o] 84 3§
ARl SY Z 50l wheh EF AAT sZolA ZolE ERlt &3] 77 i fAAE 71 3%
W2 3 AAT 555 7HA =0 AATD 349 tiRE2 77 diYg S38%E 71 Qi) )
7153 7F £449] @Rlo] 7] wjEo] AATD ARoJA Z |HAE M |-4x2 Aslsl= ¢
AZ As 283 Aol 7MY ol3dY ALoE oEHY. Z 84 SERPINAL F4AHE]
FEYQE|E F U7t GolA AR Wol®l FAZ SERPINAI FAAE ZASHAL o]Z5H
TE01A= mRNAS A TOZHN HAFHQ AAT 470l 7hsottt.

Genotype & AAT sE

50
c
b=l
E 40
t
3
C - 30 Normal Human Range
83
Er=
E 20
£ - 11uM is minimum
E 10 1= threshold for benefit
wv

|
0
|
Genotype MM MS SS mz Sz \_2Z _ NULLNULL
Target patient
Healthy Human Low Risk population®*

K=: Prime medicine, FAUERSH 2| MA|HE]
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BEAM-302+= Base editorg &3 SERPINAL F4A9] A 4715 G 97|12 wHsts ARA=
AR 27] Y2 A Folnh. 39 T/ME YA AolA 60mg¥t 75mge FOF T RS
oA EF AAT %t 16.1uMI 14.4uME 7|EsHHA B &4 JAT & Q= 9
11uM oo & 7WHE ZAFE HSth AAT TA0lAE M-AAT Hl&o| AA| AATO|A ZH2
94%2F 91%=E hF-EZ AP oM Z-AAT 5+ oOF= FoF A tiv] 80%71F A4t A&
7153 18] FoF Ao Azt #A-EoY grade 3 oY 5 FAE 52 TEEA
LOoHA 43 WoHdS Bk ot 23] £oF IS E(3W)A 278°] ALT, AST 59 57t
7} HEENOH, VectorZ AREE LNPo| 9t JgFoz FA3Itt Beam therapeutics=
2H26 pivotal 9= Al A= 50049 SRS Yo E P Agoltt. FDALLY
7t 59 AEE FYotHA fARE Z2TE SRl e A3t o dE

>

BEAM-302 %2 7|™
BEAM-302 BASE EDITOR

CRISPR Protein

PiZ PiM

Deaminase
Al ©
T 3

E342K mutation Corrected SERPINA1 gene

XI2: Beam therapeutics, FOERSH 2 MA|HIE

12 9.9
10 8.4

156mg 30mg 60mg 75mg

16.1

—-15%

—40%

—79%

15mg 30mg

60mg 75mg —84%

XI2: Beam therapeutics, FERSH 2/ MAHIE
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M-AAT H|g 2 ERIIM AAT S 3}

M-AAT comprises majority of 35 Ir:;?re‘asedAAT:eve.'
total AAT in circulation” uring respiratory

infection

29.5 um

100 30
_ 91%
X 90
— 25
=
5 i New AAT baseline
B 70 = 0 after treatment
= A with BEAM-302
P ]
5 = s A e
£ > 3
S a0 —=
o ©
o s 10
S 30
= =

20

10

R 0%
. Baseline Total AAT Steady Unscheduled Visit ~ Month 9 Visit
Baseline 60 mg 75 mg State Through for Respiratory
(all patients) Month & Infection ~Month 8

Xt Beam therapeutics, FAESH 2 MAHIES KI2: Beam therapeutics, R2tEFSH 2l MRIMIE

BEAM-3029] 8 A molZglQloz = WVE-006°] JoH Ads] 98 A Z23E 34
A}, WVE-0062 ADAR(Adenosine deaminase acting on RNA) 7]4S &-83F RNA HH X
EA2 t3] FoHMAD) EAEOIA EF AAT s=7t 11.9uME 7156k dHos 9un] §]
£ FAE 715 O "A AAT T M-AAT HlE&2 Ao 64%= BEAM-3029 _%7] A
Ao A 90% o 7153 Aol Bl otgl = 7S W 2 3 olF G
WVE-0060°] thgt d2lE Wave life sciences®]] HI& O, Wavers EAZ 02 AY Q~ ES
S Agolrt.

K=
1__
A

A

WVE-006 244+ Zat

Circulating serum total a .
AAT protein Proportion of circulating serum wild-type M-AAT and mutant Z-AAT protein

20 - 00
15 . . 11.0 z 75
2] 12,9 : B g
H £
2
U o
\ N2 > hd 43 ()
SAD MAD o+ My o
n | FHeFF T qx“" Iy «° .xse‘ “,» «x“ «\""’ 4\"‘# &"
SAD MAD
' Emesr Wzt

1 Dose of WVE-006

K& Wave lifescience, FIEFSH 2IMXIHIE
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RNA HHE, HHg0M ZH

In-vivo FAA 549 34 JRNAE FaAF Aol A 12 in-vivo DNA
HY ARAE AL 7HLAIL Qltk. Ofo= DNA HAS o4de] v®d Z7Y {43t

oA AT 4= Sl= BI7FH Q] Bl thet AF Aol EAskL 1o, RNA HF o] FARRH
BIE Ho|HA P SHE AT 4 Sl tite® Hrhka Qo

RNA #HF 7]&2 mRNAY @7] A¥<S HHY DNA ®3 22 u4 835 7|qe 4= o
DNA EA%t 28] mRNAE EA7F AYsHA] ¢komf, 44 7|7t o]% &Eef=7] o] B #H
wo] TAsH gt JFH o R At AGEA F1 AHR! HY AAE A4 oY
o] g ZoE wekdith ot A&A 0= Qs F7]14Q Fofo] BRSHAY A&HH 0w HY &
& RNAE transcription & = Q&= DNA A€ 4o] " @sirt. meka RNA HY 2 2A4 9
Me 74 Adgido] Lot Y TEo] EoHAE HYYAo] W2 vector7t BT A0
g

Central Dogma

o DNA replication

DNA .

Translat ion

0—

Protein ° o

Thymine (T)

Cytosine (C)

Guanine (G)
= Uracil (W)

| m—ir
me—
o Amino acid

A= Labxchange, FERSH 2| MAIME
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CAR-TE= 5% 94 HolHE BEloH &4 g4 HolHE 2AR A3 A& H3Fo8 &
A= Qe ES A7HAAES QM E F8HQ AT ERIoH CAR-T tia At
IjE Aoz A" ol A7F CAR-TE MY & ARE Qsf &2 H83 71 FoF of
AR AARS. PEZIAE CRISPR ®Y AZAZAQI Casgevy AlE HFHF
Bl FOHA] A7|7ko] AQEHA X' SHAfo] HIs] Axg FoF &E IAAE 7|Foka Utk

N
N
N
N,
olnt
o)

In-vivo F#AA% A&EE ex-vivo AIE A&8A9 W2 HIAHS HET 5 e Hto] 2 2o
2 ot AWelM T MEZE CAR-TZ A5t in-vivo CAR-TO| FA= ¥ufuhso] &
7kt e, 271 YolM A9 = HlolHE gHEsHEA in-vivo CAR-TO digt 4=
O 3718 222 HAH. In-vivo 34 B A&APA %= lonvo-z7t HAE 34l 43531
st 7HsAdol wom, BEAM-302% pivotal 94 2H26 A& o2 A1 dilo] &
o ALow ot ¥ FFRorE WHZFEABEAM US)E #4350, ¥ S5oz &
A= 2476830 KS), AH%Hte] 2 #(0120G0 KS)9F Haj=uto] @ (H437h)g AA|gict.
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I UX|LBIA (476830)

In-vivo CAR-T M 7|& HSQ

In-vivo MEH| 7|= 3H
U024 polymerE &5 PNP AT ZAME J7. SN MEHNZ EE viral vector
ot LNPE ALE5ta QOLt HYHHO = Qlgf HH= E07t 0@ oAl PNP= HH X5t

of A 371 SO Met B2 F71E 22 ts.

S= HE0M PNP= IV £2f 0|2 URE HIZ22Z MEEUCH, circular RNAZ linear
RNAOIM RAFSH &7| 22 212l T MEH FM0|M= circular RNA= T MZOIM =
2 EXg 29 otH A MIZLE £X18 AZHAM= linear RNAOK HIsH 2 RNA &5
2l Circular RNAE @43t 2P dE ERCLE £ MEFSHA linear RNA iH| Z2
RNA translationS 20ITA HX M0 Helet IRES &7 ME &7t o8 A

HIZ 2 T M ME0| 7ksahXIHA in-vivo CAR-T S AU M M Bt QEAt X2

Moo S22 mojXefel oy Jhse A= HY.
RNA THHE 7|k LM

AACROIIA RZ-0019] 7+t &k Zut Z7. RZ-001
BMOZ SHH, HSV {2 tyrosine kinase AMES

adg L.

k=]

= L=

o

=
- O

9 E0[% mRNAQ! hTERTZ
Heole =M= BYE MM

= == g

Ganciclovir

RZ-0011} atezolizumab/bevacizumab HE £2F 2Kl ORR 38.5%E 7|=23HCMH

F HIWX|ZH IMBRAVE1502] 29.8% CHH| 7M. mRECIST 7|& ORRZ 61.5%=
IMBRAVE1502] 35.4%0 HloH /| S7FotH 2UA| LHOIA] HE = 201, T2 RNA H
ol 2X e RNA X2t 47t EQoIH, 2HQl MEX JiE =27t SR A=

8=
M

Forecasts and valuations (K-IFRS ¥) (AR, 2, %, i)

Zit (128) 2022A 2023A 2024A 2025A
HEY 0 1 0 79
Y0 -192 -155 -129 -146
X|8tz02f -315 -136 -189 -1,038
PER 0.0 0.0 0.0 -10.5
PBR 0.0 0.0 0.0 35.1
EV/EBITDA 1.6 1.0 1.9 -146.1
ROE 61.9 19.8 224 604.6

ol

X2 QOIS

b

N QOLE} T

"' Yuanta Secunties (Korea)

<

Hot/Hto|2

T

>

hyunsoo.ha@yuantakorea.com

_E Research Assistant

gyecheol.jo@yuantakorea.com

NOT RATED ()

XHETL (65/22)

45002

-8 ()
-8
145,500

20,2744
13,933,842
845212

456,533%

236,000% /90,000

10

Hy (20.8)

A (19.4)

i (FH2ight (22.9)
EMALR| Eo1 U FQ

9.36%
0.00%

018 2 6 ¢

IR 1294

6.3 0.0
5.6 0.0
1.3 0.0
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Ok

g

H|Z(Spleen) M S3t &0l

39Y =S 59 dAYAE PNP(Polymer nanoparticle)E €83t circular RNA €A
A ATE F/WAt. Deethylenetriamine(DET)¥ Cyclohexylethylamine(CHE)7} &% o
|24 EHE &83on, ¥ Mol YA 27] ¥t 528 1A A7|E WA £ 9
o} PNP+= LNPo| Hls| HAdo] Wol BHE Foj7} 7hssbm, Qg/do] f-<=sirt. BhH,
Covid ®Al 52 &3l thti A4k 5ol tiet A5 LNP7F SEA L Qloh

In-vivo MY 7|=

o

AT R

Polyplexes with Linear RNA
NK cell

+ W ‘ Spleen-targeted
delivery Macrophage

PAsp(DET/CHE) Linear RNA ’ 3

Intravenwslt:?,g‘ w A 7
Polyplexes with Circular RNA adminiSiralibn o ) o B /

\ A" |
% @ & (. ° Teell
N A
v DC cell

PAsp(DET/CHE) Circular RNA @ ?

X=: ACS Biomaterials science &engineering, FERSH 2| MAHIE]

SEASJA PNP+= circular RNAQ} linear RNAOJA E% HA A =2 AY 982 EF

H, RNA &7l ot #4 47| A9 8¥t= Ao|7F gileh 18y HY Alx 74 %—‘]Oﬂ/ﬂ
circular RNAE CD4+ T MZS} CD8+ T A|ZEoJ|A] linear RNAOY H]3 2~3Hf o]442] RNA &
A& Holm] T A2Zo|42] RNA Fejo] wet Xo]7h ERIFQIrt. NK AlZet B AlZ FolA=
T+ RNA ZF 9|3t 2jol= ERRIE|A] At on, A4 AlZY t4] Al2ZojA= circular RNA
oA H R £E2 Uitk 724 Mo R QA F AIZEY F54E AT 5 A" A
o7 FHr}

In-vivo CAR-TZ H3}elHA CAR SAAE Ado] £Q3F AATo| T 9on, PNP=
A e spo]mQIE A F2 ARREI = lentivirustt tLNP(targeted LNP) thH| HH
o]l ofgt -7t Rt

e ek
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Eot 5 A|1214 o|n|x| IV EoF = A7 M=t
A PBS Linear RNA Circular RNA — 14
=} m PBS
4h X 12 1 W Linear RNA
2 410 | W Circular RNA
e
]
12 h E 8 1
8 6
8
24 h & 41
£
E 27
3
— 0
48 h Pancreas Bilateral Intestine Liver Lung Heart Thymus Spleen
kidney
XI2: ACS Biomaterials science &engineering, FEFEH MR HIE A= ACS Biomaterials science &engineering, FHERSH 2 MR MIE
T MZA =2 circular RNA 8
3
= + CD4+ T cell CD8+ T cell
»n p <0.001 p < 0.001 p<0.001
T 4 5 3
Q
c 4
- 3 | |
s , 3 2
3 2 1
E
1
é 1
@ 0 0 0
Q2 PBS Linear  Circular PBS Linear  Circular PBS Linear  Circular
o RNA  RNA RNA  RNA RNA  RNA
XH2: ACS Biomaterials science &engineering, SOUERSH 2| MX(MIE|
TRIMMZRE AL HIZOIA =2 circular RNA S5
9 .
= Dendritic cell Macrophage
0 p<0.01
E 40 - 100 4 p<0.01
E 30 4 | 80 4
2 20 %01
5 p
S5 40 4
E -
3 “I
@ 0 0
3‘ PBS Linear Circular PBS Linear Circular
RNA RNA RNA RNA

X2 ACS Biomaterials science &engineering, FEISH 2| MR MHIE
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Circular RNA, 35t QtH A

Circular RNAE 98 3L2E ARE Udo] =24 linear RNASF Th2A 4] 722 & RNaseo]
gt Aol Eot EoF T e AlAShs THAl 2 @40l EUe $4 F+=°] 7t
ZA YA5t7] o] g A BESS =Y ¢ ATh ALY AE= RNA A8 AE ©
&3 A7F &3 RNA 7162 Efstal 9lom A circular RNASH 98] E2 Q3 F AY
o] YA %= Aol U

—

ORNA 4 1ty LR|LLA circular RNA

Gene of Interest (GOI): CVB3 IRES-FLuc

§' Region of GOI 3' Region of GOI

il 5 CVBIRES _ULUAUY Firely Lucforesa (FLiie) 3
;. - Target site
! . % ’ N
5 5 T 3' region reconnected
J Design of P1 construct for self-circularization downstream of 5' region

\[ CVB3 IRES
g 3' Reglon upstream of §' region %,

5" Region of GOI %,

Gene of Interest

P1 RNA construct

H 5 Region of GOI 9 Circular RNA
e =2 Circulor RNA } T Complete GOI in
s i ly { % 5 circular RNA
% t ¥ Region of GOI
Group | Intron
Ribozyme FLuc CDS
XtE: Omna therapeutics, FIEFSH 2IMAMIE] Rt=: ACS Biomaterials science &engineering, FIESH 2| MAIME]

T =FofA 10% FBS(Fetal bovine serum)ol|A circular RNA= RNA 47l 32X ¢gto
U linear RNAE 158 AJHAZ 50% 714 FASHAA circular RNAY &2 PGS
gRolct. ohek, circular RNAE 973 SPAS H ARG in-vitro A4 linear RNA©] H]
OH 1}0 RNA ﬂgﬂ; _8_ Eo]tq l;-]_@j _g_g 7H/do] .uJ_g_*o‘]- ﬂoi Eo]q. o]: I'-lﬂ-o] XHO]‘T:
linear RNASF 2] circular RNAE 2]H<4 A3lo] AJZE= [RES(Internal ribosome entry
site) A|FolA Zgo] AlZHET) o] off ol IR0l FashH, IRESO| whet Bagt QAL o
2of ol Ao wat RNA MY & 2|2 oJojHrt. Jurkat MEF2 RAW 264.7 AlZF
oA+ linear RNAS] ¥1¥ &&o] H& 5o NK-92mi AlZFoA AFH AHojA=
ZpolE Holz| A9ttt In-vivo CAR-T 7HZ fJeiAl= QIZt T AlZollA 2522l IRES AE
SH7l Q3 Ao HQlth

33



| 2xi=9jA 476830)

Circular RNA QF-A

Relative RNA amount

S

_.
& 8 &8 8

L%}
o

o

0 min

BELinear RNA
@ Circular RNA

15 min 30 min
incubation time

RNA translation H|m(Jurkat)

"~ 1000000
—s—Linear RNA

2 100000 - —e—Circular RNA
&

T 10000 A

@

2 1000 {

3

@ 100 -

£

E 10 -

=

1 ¥ T T T
0 12 24 36 48 60

Incubation time (h)

X=: ACS Biomaterials science &engineering, ROIERSH 2| MAIHIE]

Xt=: ACS Biomaterials science &engineering, SIEESH 2| MAHIE

RNA translation H|m(NK-92mi)

Luminescence intensity

1000000

2
g

10000

. a3 8 8

—e—Linear RNA
—o—Circular RNA

12

T

24 36 48 60

Incubation time (h)

RNA translation H|m(RAW 264.7)

1000000

100000 -
10000 -
1000 4
100 A

10 4

Luminescence intensity

—s—Linear RNA

1
0

12

——Circular RNA

24 36 48 60
Incubation time (h)

X2 ACS Biomaterials science &engineering, FEFSH 2| MAIMIE]
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RNA X8t &4 7|5HS] RNA HE 7|&Z ERStl 3lon, RNAS #4 R9E dddt & 9

A WHo] 753tk RNA B3RS DNA HAT g2 SAF 0 4AlEA]
of 2745ty HEel ®F 9 Axo] AYEviete 248 AlZoAM= HY a3t
FAEA Fett tEkA] B4 A 54 5T 4 9lo] DNA Y Bl kAol <=5t

ADAR 845 83 RNA base editing2 314 §7] AGqt H7go] 7153t vhH, RNA *|2
845 "3 "E wAo| 7Hs3dlth E3F exon editing splicing 7] A ] 6P7] f Fof
splicing FA] & pre mRNATRS ¥3 3 & Qlou G4 X3 WHAl2 pre mRNA2 mRNA
1% wAo] 7hset Aol Utk

RNA |& &4 7[HF RNA EZ| 7|H

Trans-splicing ribozyme
Disease-specific RNA with therapeutic RNA

| — 3'exon

C (V] ) (

)]
4 therapeutic RNA
Target site QJ y
Ribozyme

e

e 3'exon
C = )
C v} =3
b Ribozyme

l’:.ledvdge of target site

e e, W 3'exon
C J
¢ g) Ribozyme

+ /720
lL»g;niuv! of therapeutc RNA

C Oy =)
Expression of target RNA-specific transgene

A EReYs, RUESHE 2IMAHE

RZ-0012 7] 94 @A mojzZajloz 49 AACROIIA Y did 94 Z2ate 7R3
RZ-0012 3% MEZojA 2 Td=E= hTERT mRNAE o2 sy 14 485 Hust
% HSVtk RNA AEES Argdsitt. HSVikZ7l ©H=0] W+ thymidine kinase® OFH}O]EV\XﬂO]
ganciclovif(GCV)E QAL Al7|AIE. QARHE GCV= Al ol E45]o] Al AFES
Lo, 39 AlxZoA: A4 83E 7HAA ok

ZFtol A RZ-001/GCVE atezolizumab/bevacizumabs W8 FoFst S04 ORRES
38.5%= 7|23t mRECIST 7|24 %X ORR 61.5%Z atezolizumab/bevacizumab 37} ¢
Aol IMBRAVE 150914 ORR 29.8% @ mRECIST 7|& 35.4%°] H]3] 7j4" &35 Holy

35
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WA B ang 2
w4 FomA <
S A1%jo] BAsH]
Troic

13
T

I
T

e o

A=
o EBH

o1gk 4+ ATt RZ-0017 = H grade 3 ©
FoFct ot 14 Eo] RNA A¥ Z4AE W&
AgA SH7}F % stojmelel StfjoA B4

IMBRAVE150 2} ORR H|x

RZ-001 HCC ZX} CHA} OFRIA

TEAE TRAE
Iregardiess of relation Ire\alzdmam study
tostudydrug)

61.5% Any grade 13 (100} 7(53.8%)
GRADE 3 7153.8) 4(308)
CRADE 4 177 ol
38.5% GCRADES 177 ol
35.4% Serious 6146.2) 107
29.8% Leading to RZ-001 dose medification olol ol |
Leading to VGCV dose madification olol olol
Leading to Atezolizumab dese modification 2015.4) ofo)
Leading to Bevacizumab dose modification 20154} 0o
Leading to permanent discontinuation of RZ-001 olo o0 I
Leading to permanent discontinuation of VGCV ofo olo)
Leading to permanent discontinuation of Atezolizumab 20154) 17n
RECIST mRECIST Leading to permanent discontinuation of Bevacizumab 20154 1027
m|MBRAVE150 ~RZ-001

A= EX[=YA, ASCO, ROIEFSH 2| AMA|HIE
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UR[LYA (476830) FHRFHE (K-IFRS E)

ZIIAA (H9]: ofel) A E (9] of2))
ZAH128) 2021A  2022A  2023A  2024A  2025A ZA129) 2021A  2022A  2023A  2024A  2025A
HH§°" 0 0 1 0 79 QEIRL 97 315 160 245 549
0527t 0 0 0 0 0 HILHILRM 55 51 17 19 176
=30/ 0 0 1 0 79 &M L 7B 1 3 2 3 1
H}u\ 110 192 157 129 225 IR 0 0 0 0 0
22{0[2 10 192 155 129 146 HISEXHA 29 39 42 37 79
EBITDA -106 185 146 118 136 QERR 10 15 15 12 8
Hotgaal 17 123 19 60 -882 TATIUS KEpARA 0 0 0 0 0
QlEtHE £ 0 -1 1 -1 -1 J|EFERbRFAE 0 0 0 0 50
o|xHo! 9 22 29 41 25 ALY 125 354 202 281 628
A7 ue 20l 0 0 0 0 0 RERH 506 965 933 1,200 30
7|E -108 101 47 A7 857 RS U J|EHY S 13 34 12 13 25
B0 H| 1 ZF = 2:0) 227 315 136 -189 1,028 BIAI 2 0 0 0 0 0
oI HS 0 0 0 0 10 FEAYI|RH 0 0 0 0 0
AEAelzsol -221 -315 -136 189 -1,038 HIR S 12 15 7 14 10
SHAIRI =AY 0 0 0 0 0 IR = 0 0 0 0 0
g71&0[ 227 -315 -136 -189 -1,038 AR 0 0 0 0 0
XIHjR|240(2 -227 315 136 -189 1,038 LV EY 518 980 949 1,214 40
EZ=019 227 315 -136 -189 -1,038 X|H{ K| = -393 626 747 932 589
XEh x| 2 2 Z0[2l 227 315 136 -189 1,038 S 0 17 17 17 70
] a
% ioi0lo] {8 7IEE I k-GMP £, 5, DFEOI0IH ISRl BDIID A2 oo w0 o s aom e
H|X[H{ K| = 0 0 0 0 0
WEES ] -393 -626 147 -932 589
Has=2h (chg): otgl) =XUS -84 -298 142 -227 -528
ZAKH128) 2021A  2022A  2023A  2024A  2025A ClLE L 13 15 12 !
JYes HISE 82 -145 144 112 -109 Valuation AIE R
N0 i 9 1 e 08 ZM(128) 2021A  2022A  2023A  2024A  2025A
ZIHA 2| 4 7 9 10 9 —
EPS 7553 10384 4008 5548  -14171
ABE 0 0 0 0 0 BPS 6129 7375 8799 9015 4225
S5 AT ALY 0 0 0 0 0 EBITDAPS A7 -230 AT2 134 123
Ao 52 1 18 21 3 4 SPS 0 0 2 0 72
JEfE3sE 130 146 5 68 917 DPS 0 0 0 0 0
ExEE HasE . ) PER 0.0 0.0 0.0 0.0 105
;;:;: eE=s 4; 223 21; 33 292 PBR 0.0 0.0 0.0 0.0 35.1
= EV/EBITDA 0.8 16 1.0 19 1464
S 571 (CAPEX) -4 -6 -5 -3 0 PSR . . 0.0 . 2,072.1
QETN 22 0 0 0 0 0
JEFdE5E -44 -222 218 -80 -289 =L (EH9): B, %)
WRES H35E 104 369 -4 198 455 A 128) 2021A  2022A 2023A  2024A 2025A
=¥ 0 0 0 0 0 &Y Z718 (%) 0.0 0.0 00  -1000 0.0
A 2 J7IARIE 0 0 0 0 0 HAOIY BIIE (%) 0.0 HX| byl Hx| E<hyl
Xz 0 0 0 0 187 x;uu#o:z: %(7% (%) gg aoxé 1’(—:10KI ¥ 3%
- £20|98 (% ) . 0 0.0 100.0
SQ?H% 0 0 0 0 0 AHO|UE (%) 0.0 00 -10,808.7 00 1843
Iz s 104 369 4 198 -32 20|12 S (%) 00 00 94609 00 -13108
HAAHOIME S J|E} 0 0 0 0 0 EBITDA 012 (%) 0.0 00 -10,1432 00 717
s20] =7t 25 4 66 9 57 ROIC 495042 29493 50527 -19028  6,398.0
oIz w2 % s 51 " 1o ROA 3621 -1315 489 780  -2282
e e 5 9 o o 7 ROE 1154 61.9 19.8 24 604.6
Ba 2HHIS (%) 1319 1566  -1270  -1302 6.7
NOPLAT -110 -192 -155 -129 -147 ¢7‘<}9=]:1/x}7|7<}5 (%) 213 475 19.0 244 897
FCF -98 73 172 -123 -134 of0[2/28H|2 (H) 113 6.8 41 28 49
xrzs ROIESH
: 1.EPS, BPS ¥ PER, PBRS A|HZEZ 7|2
2. PERS valuation X|E9 4%, &FA = GET F71 7|&, MUY= 857t 7|12
3. ROE,ROAQ B, A& Rt %*53 XY BrAS 77U &
37
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P/E band chart P/B band chart
(@) (22)
250 | = Price(adj.) 250 ——Price(adj.)
0.0 x -17.8 x
] 0.0 x | -17.8 x
W oox 200 0 17.8x
——0.0 x —-17.8 x
150 1 —— 0.0 x 150 4——-17.8 x
100 - 100 |
50 4 50 -
0 — 0 |
19.120.121.122123.1 241251 26.1 27.128.1 29.1 191201 21.1 221 23.1 24.1 25.1 26.1 27.1 28.1 29.1

UR|LLBA (476830) FXAISE X SEFV} 0|

_ = 12l
() R =2m SEH =
#oh ——EF o @ g B
250,000 - -
20260526 NotRated - 14
200,000 |
150,000 |
100,000 -
50,000 |
0 ‘ ‘ ‘ ‘
2405 2411 2505 2511 2605
2 SOESH
= D2lg = WRIEF - 2E%7) / 2B X 100
+ 1) 2EZI} HAl AR "BREIY
2) 2EZI} Al QAR AT HR) Fop
B EX2IZ HIZ(%)
Strong Buy(0f %) 0
Buy(oH4) 95.6
Hold(B & 4.4
Sell(HIZF4) 0
X 100.0
= J1EY 2026-05-25 %519 AE s S0| KASPILE ZES B|ZES EXSE 88 AMHAl A
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Appendix

o O] X120 Azl LHES2 =019 oS Fekoh HAst oM EfRlo] REE 20Ut 7k glo] AdE/USS &QIst (AL sife)
o TAE XERSHY FN S 55 WAFAS 1%014 E7at AR LS

o PAe ANRSEY HH siT 7|t 2SI SEet Olsh2A 7t elEU T

&
o 5 AR IEFAZAAR HRAtE AIEZEY A CHaH0I0 FAMUH FEFAME U HEIE 2Rt UX| &

» 25 EXI52 (Guide Line): FAPIZF 12708, EU4AE 7IF FXS2 48+ (Strong Buy, Buy, Hold, Sel) 2 F=3HCt
* Strong Buy: +30%014} Buy: 15%014}, Hold: —15% |2k ~ +15% 0|2t Sell: —15%0|512 7=

* 4Z FXSa Guide Line: FAIZE 12708, A7HEY CiH| ¥Z HIE 7|1&2 FXtS= 32l (Overweight, Neutral, Underweight) 2 7=
20144 2E21YRE] PA FXSE0| 7|Z 3T + 2HA M 4EHA 2 HA

2 NZ2E FAIY FAE B S42= &Y A0 OlLf2f, FAXS FAHHH HuItH= J2AsS SHCE Ade #U MeUL. 2 X&gs
SETATHAR U2 oittn HHE= X122 20| 2760 TS0IH ROIX(E, FMY S EFAZMAT 1 FRYO|L 2EYE 282 o= BlE
LICH metM, 2 A28 A8 FARe] SAJAZTE 2 MY 2 FAK} O] Bt 2QI510] O|RO{A0F S, FAk= 2 M=2| LIS 217135101 Aol
T Aol SRSl Z0f oo ofuiet MAT XX GhELith £3 = AZs A FAROIAR S5 X222 MY 32| 80l = AizE FH2E
SH ME 28 HiEoks dRle M2 A= L.
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| AFQFHIO| @& (012060)

XMIC M| SSHZF 7|

AEX-XIE ol0|22|E HEH|
HfH0I2EY 7
Atgste HEMZ I2AE Sl B=
I 5250 RNA 29 &1t siRNA,

& 2EH ME 370 QL0

EY
ne
rot

o R0 gt ||

3= Z20|M SENS MEHE £ 22 IEMME=E ADAR 2=
OLf, LNP £9F JE0IM= 10FA12E ADA HE. HHH
Mgt JE0ME s R0 2gst T e

IE0ME B=H2 SO0 Def T Toig da 20l

QHEHUIME LNP FoF D0 LR HE TR A0l &
= R0 22 JE80M= 52 T ZE JHMIE YEICH,

o

SR)7H AKX LA

USHME SENSE HEX2

Y12 =9 70N

wl0/3t Ol X HE HO|X| TN oy &0l &AL X|2X|Lt in-vivo CAR-T S0l
N HERZ QI8 Bioj BES0| HAIBOR 0[0fH 4 Q0f QXY ES FLHO| CE B
2 2 A=z MH Ay HAOM 2tEy =01 Al SAUZ 71X A S/t A= 7|,

Forecasts and valuations (K-IFRS E&) (42, 9, %, )
M (128) 2022A 2023A 2024A 2025A
OHEH - - - 286
FHo|Y - - - 27
X|eiz=01 - - - 22
PER - - - 32.6
PBR - - - 1.9
EV/EBITDA - - - 76.3
ROE - - - 1.9

ol

X2 QOIS

b

2y QOEL T

Yuanta Secunties (Korea)

<

Hot/Hto|2

>

T

hyunsoo.ha@yuantakorea.com

_E Research Assistant

gyecheol.jo@yuantakorea.com

NOT RATED ()

XHETL (65/22)

450"

-8 ()
-8
63,200

4,699
7,435,870

9594

100,566

142,7009 /30,200
4.56%

0.00%

e 9 27 2l

7HE i 1271

Hy (19.7 (338 00

At (343 (61.00 0.0

Hij (22feH 219 69 00
SAALS 801 & 52 EAl= Appendix X
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SENS: 1EX-X|E ol0|EE|E

Aopitol o te] $AAH A BB SENSE AR 1A 223} olest AL FAO
Agste ARAR TEA BUE B WAUge 3 e Rovh /sans dAEg
94 kolnl, A<l RNA ¥o] 7M53ie] thefeh RNA Rgfelof
9]

uH

e

BAR AGAZ viral vector® LNP7}F HHZ o7 AREE T 9o sHA|7} Qltt. Viral vector
= 2 s o7 ¥ Fofo] ofFm, AMEE= virusoll wet A9 7hsd A 2
717 Agkol7] figo] A& 7hsdt A% 9 fHA7F Aot} LNP= A9 7hset #4844
710l Algte] gloy thRE ko2 FZo] ¥Ast olF 15| s o] =3t A|d Fo| &
G513 ok 22U LNPOJAE PEG, PC 5 AH&El= AEo] et &4 24 7HsAdel 3lof
HHE Fof A] By} 9 X|&AJo] Wolx|= A7} Qlth

u=
18
=
olo
(o

SENS 7= % 2% 98

Polymer-Lipid Hybrid Nanoparticle Architecture

N s U Nt of28t X1
- 20| B0 Oy gt - 25| MR T
é =AU 55 2 diet 7= RS REN B8N 2

N2 LilE =]
~CIR A AR K Tt s
-SIRNA, ASO \‘Q@

=mRNA, circRNA, saRNA
- CRISPR/Cas9

Mg HYUBI0|2E, FUAESH S[MAIHE

Viral vector, LNP 2} SENS H|d

T SENS Viral vector LNP
HARY PEG/PC &4 44 30| g /I T ug /Y PEG/PC 2 ¥4 Jt5
s S0 Be =0 Jts At M
HolzE CrsH RNA(~11kb) Virus Off 2} X10] (AAV; ~4.5kb) ChFSt RNA
HEy huE H, S th 5, 25 Zh o
T2 MUI0|QE, RAUESH 2| MA|HE
41
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| rerto|2m (0120G0)

HiE SO0 &3t {X|

SENS Z0EL 58 Ay o W Fojo]= ADA(Anti-drug antibodies)7t 4= ggke
o, S I fA7E SRIEIH. LNP FoF vRe-Ao A= 1054 0% PEG 3A7F AEH
Aot SENS FoF uhp Ao 1654 A7 PEG Al AEHA oA whE Foj7t
7P Zog Helch ol WA SENS E¥iEo] A8H IEINE 15547 A
Aol Tl wrde Bgow INPE FoF B2 IFolAe 2WA ReRRE Tl wdo]
ou], FoF St SUAA HEF fae oS Af

=2

B
v

Hig £0{ Al ADA H12

1.5%10%=

1x105=

5x10=

Anti-PEG IgG Ab concentration
(u/mL, Geometric Mean)

2W 4w

0——F ...

Hhs £0{ Al EMiE 2

Il SENS LNP
1x106-
g
Ss
2
w
Em 1x1054
gH
-
SE
=
= ‘111“‘-
SE
w
£
| B B 1x10%-
oW 1w 4w 16w Predose 1W 3W SW TW OW 1W 13w 15W

=S

jaksd

S =h

fUE10|2F, RAESH 2|MAIHE

R MOHIO|QF, RO 2IMA|HE

AGAo] tigt WY v Y 5= 4o 4= glom, AFFOoRE o]ojz 7]k et Elevydis
£ HRACE Qg AP o]F 27] £ A] " ¥he-E JAot7] 9l sirolimusE &9 FoF
St Y ZZEE XY Fo) ot INPE HALEAHR g CRISPR A&AQI nex-zolA % 75
o] LA¥sHH Aol FHE HE At 5= AYolA LNP FoFolA dF Abgo] WS A
I} =] SENS FoFFolA= 5FAHA BE JAI7F &G AolA /ol gjlE ¢
HHE Fofo] Qot A%t W Y EoA & 7HsAdo] & ALE Vet

Clél S0IA| 4Z8

wn SENS 3mpk -+ SENS 1mpk

YIE =4 ot

LNP 3mpk -+ LNP1mpk

Liver Liver, heart, Kidney
fty - "1 muscle "
" ‘ i= it RN
i L, " “utlanth |
El_l . D ves TW 2ZW 3W W 5W TW 2W 3W 4W 5W TW 2W 3W AW 5w
2
E? ™ ; Hemolytic
o ME Kidne
GHE SENG™100% 4 L Y .1 anemia ; HAAK|
" § i ] i o
"'IIII'FI 'IIII'III'EI\ g“ g :“
W W W 4w 5w "w 2w 3w aw sw "TIW 2W W AW SW "W 2w 3w aw sw
*tRNA /SENS™ 1 or 3 mgjkg, HEFA, 1HE1%] £0f (£ 58)) *tRNA /SENS™ 1 mg/kg, ZoFAL O1F12| £0f (£ 53)

T HUH012E, FAESH 2IMAHE
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AUHIOI2F (0120G0) FHMFHE (K-IFRS E)

QMM EER) THAJEE (Tl o42)
HA128) 2021A  2022A  2023A  2024A  2025A HAH(128) 2021A  2022A  2023A  2024A  2025A
anou . . . . 286 LKA - - - - 1,709
RS % - - - - 140 HILEHIYRML - - - - 297
&0 - - - - 146 HEHH L 7IEFA - - - - 279
Jﬂm\ - - - - 19 T D RpA - - - - 430
Ho|o - - - - 27 HI R SRR - - - - 1,683
EBITDA . . . . 56 REYA - . . . 1,462
EEEES - - - - 2 AIYS Nz HSR - - - 0
9z Al - - - - 2 J|EFERRRA - - - - 5
olRH) - - - - 0 ] - - - - 3393
7| Qe 29| - - - - 0 584 - - - - 1015
7|E} - - - - 0 WYHT U JERH S - - - - 223
HOIMH| BAZH 229 - - - . 29 =R - - - - 702
H0IMH| S - - - - 7 REEYIIEH - - - - 7
AsNA=£Y - - - - 2 H S 527 - - - - 30
SHARIEEY - - - - 0 LAY - - - 0
g71201) - - - - 2 A - - . 0
RIEH R 220 . . . 22 2iEA - - - 1045
EZs0|d - - - - 22 LR - - - 2,347
R|hx| 2 E 20| - - - - 2 =3 - - - - 37
= ofof 5 1xo = = Q= 201710 T S =i - - - - 2,290
T B0 ME JIFER JIE k-GAAPH SY. 5, IFEA0IM DHER7 I} et T Rzt ojelejoiz 2
1o (=} = = - =
HIRH |2 - . . . 0
| - - . - 2,347
H3ssE (9] oi2) fx:ﬁ . . . . ;zg
ZX3 - - - -
ZAH124) 2021A  2022A  2023A  2024A  2025A ==
dogs HIsE - - - 98 S
e  Vaalon NE EEERY
e ZA128) 2021A  2022A  2023A  2024A  2025A
Loryzi| - - - - 27
EPS - - - - 1,861
SiA
PR - - - - 2 BPS - - - - 31,503
35, a e - - - - 0 EBITDAPS - - - - 469
Rt Ol 52 - - - - 39 SPS - - - - 2,379
JE2EE - - - - 6 DPS - - - - 0
EXEE #Z5E . . . 75 ggg - - . - 3::
FHIY : : : : 0 EV/EBITDA . . . - 763
%%K}& %7’» (CAPEX) = = = = '67 PSR - - - - 255
R 24 - - - - 0
IEEEsS - : : : 3 L (B2 tH, %)
W52 #3585 - - - - -10 A 128) 2021A  2022A  2023A  2024A  2025A
= BIE - - - - 8 HEY 5718 (%) . . - . 0.0
A Y 7RI 2 - - - - 0 gl E7tE (%) - - - - 0.0
= . ; ; : 0 Rlt£0(2) Z7t8 (%) . . . ; 0.0
o HES0IIE (1 - - i - 510
S =13 - - - -
gaug 0 AHO[E (%) - - - Y
EEERE - - : : 2 HHf20|AE (%) : - - - 78
HEHQIHE S JIE - - - - 2 EBITDA O (%) - - - - 19.7
s39 5% - . - . 15 ROIC - - - - 27
- - - - 13
ES-E - - - . 282 28: o
UER-E . - : - 27 #HHIE (%) - - - - M5
NOPLAT . : : : z EHARIIINE (0 - - - - 85
FCF . . . . 29 olo|ol/28H| () - - - - 75
xrz. SokErEH
© 1.EPS, BPS & PER, PBR2 X|H5% 7%
2. PERS valuation X B2 A2, &FA|= HEF F7} 7|F, HUR= M3t 7|15Y
3. ROE,ROASIER, X2 AHit %*%S Nz 0L s /|EYz &
43
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| AMOFHIO| 22H(0120G0)

P/E band chart
(Hd)
140 1 = Price(adj.)
0.0 x
120 1 0.0 x
| —0.0x
100 —0.0 x
80 {—0.0x
60 4
40
20 4
0 T T T T T T . . . .

19.120.121.122.1 23.1 24.1 25.1 26.1 27.1 28.1 29.1

P/B band chart
(M)

140 == Price(adj.)

0.0 x

120 4 0.0 x

—0.0 x

100 0.0 x

80 |——0.0x
60 -+
40 4
20 4

0 T T T T T T T T T T

19.120.1 21.1 22.1 23.1 24.1 25.1 26.1 27.1 28.1 291

AoHI0|2F (0120G0) FAISE Y 2EZ7} 0|

- - 2E
() ol g =t SPHE
FI} —=EET) URE oz @) ChE Bt :l.T'.(+IK1)
CHH| 37} Chel
160,000 -
2026-05-26 | Not Rated - !
140,000 -
120,000
100,000 -
80,000 -
60,000
40,000
20,000 -
0 | | | :
24.05 24.11 25.05 25.11 26.05
NE: RUEEH
F IRI2 = WHFY - SEFVY / SBFI}X 100
< 1) SEFIL Al CHSAIEMR|S] "Ed Tt
2) SEFIL MA| ChEAETIRIS] "2 D(F= ZA) F24
=l FERIA HIE(%)
Strong Buy (0§ ) 0
Buy (0§ ) 95.6
Hold(5%) 4.4
Sell(HIS52) 0
A 100.0
T IIEY 2026-05-25 uofel AEEA S0 Mo SEE 2[ZES Fhsa Blg MEA e
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Appendix

o O] X120 Azl LHES2 =019 oS Fekoh HAst oM EfRlo] REE 20Ut 7k glo] AdE/USS &QIst (AL sife)
o TAE XERSHY FN S 55 WAFAS 1%014 E7at AR LS

o PAe ANRSEY HH siT 7|t 2SI SEet Olsh2A 7t elEU T

&
o 5 AR IEFAEAARL HRAtE AIEZEY A CHaH0I0 FAMUH FEFANE U HEIE 2Rt UX| &

» 25 EXI52 (Guide Line): FAPIZF 12708, EU4AE 7IF FXS2 48+ (Strong Buy, Buy, Hold, Sel) 2 F=3HCt
* Strong Buy: +30%014} Buy: 15%014}, Hold: —15% |2k ~ +15% 0|2t Sell: —15%0|512 7=

* 4Z FXSa Guide Line: FAIZE 12708, A7HEY CiH| ¥Z HIE 7|1&2 FXtS= 32l (Overweight, Neutral, Underweight) 2 7=
20144 2E21YRE] PA FXSE0| 7|Z 3T + 2HA M 4EHA 2 HA

2 NZ2E FAIY FAE B S42= &Y A0 OlLf2f, FAXS FAHHH HuItH= J2AsS SHCE Ade #U MeUL. 2 X&gs
SETATHAR U2 oittn HHE= X122 20| 2760 TS0IH ROIX(E, FMY S EFAZMAT 1 FRYO|L 2EYE 282 o= BlE
LICH metM, 2 A28 A8 FARe] SAJAZTE 2 MY 2 FAK} O] Bt 2QI510] O|RO{A0F S, FAk= 2 M=2| LIS 217135101 Aol
T Aol SRSl Z0f oo ofuiet MAT XX GhELith £3 = AZs A FAROIAR S5 X222 MY 32| 80l = AizE FH2E
SH ME 28 HiEoks dRle M2 A= L.
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Company Report 2026.05.26

I8l E|2IREIA @eamna

In-vivo &7| ME mE
Base editing, Mgt W™

&25}| adenineS guanine(ABE)Z HH?
7|Z& CRISPR/Cas91t 22| DNA &HH
H5HK| 27| mE0| DSBE L&t

Base editing2 Cas9 nikase2t DeaminaseE
7Lt cytosineE thymine(CBE)Z 1 7ts.
0| &7| 17HBtS WHGH= 7|4, DNAZS EO

H
HA
4 9lon

DSBZ 013t SXIZ Op7[3iA| Q100 Mt WHO| T, Cel 98 ME0| HSAH0)
7t foloz Mg Jis B LYE ZHO= A,
o451 BEAM-302 Z%2
AATDE S AAT SO Z-AAT 0| T 20102 £ JiK| RS JiM0| HQ. 3K
ASEI= AAT BE RH0ILE T2 590 SiRNA %g = J1X| B 0| Of2 3}
oo

ACH, RTA uHS Soff Fe AAT(M-AAT) 440

=1L

BEAM-302= =7| Y&0IA 60mg Ofd FoF SXS0IM E@E AATE 11uM O[¥2=

STAZ|H UMMOR Qol0jgh s B2 Z-AATS 7|X THH| 80% ZAAIAH Hx|

AATOIN M-AATE= 90% 0|42 =2 HIEZ et 2H26 pivotal /NS Al&rE O H0|H

RNA HEZ &&°t WVE-006 CHH| R0t M-AAT HIES .

Risto—cel2 26 AZMX| 517} &H =&

SCD= 1Y &9 risto—cel2 264K o712 AIEe A= ZH 4=l Casgevyet

LyfgeniaZt 0[0] 5{7t5 BAOLL ex-vivo ME X|2X[2t= SHH S22 £ &iXt= EX|

e o

Risto—cel2 Casgevy2t sYotAl &+ W HbF HIEE =0|= HE% Ar8otH L5t ™

E 882 UMM Casgevy CHH| 10~15% =2 HIE G| &, F£oF AIRRE AT}

Xl 4~670&0] AQ&= M= Casgevy CHH| 0t EA| 0|F AN HRE & 70|
Forecasts and valuations (GAAP) (H2kef2y, %, )
Zi (128) 2022 2023 2024 2025
EDY 61 378 64 140
ol -338 -176 -416 -384
g7120(0l -289 -133 -377 -80
PER - - - -
PBR 4 2 3 2.3
EV/EBITDA - - - -
ROE -37 -15 -44 -8.1
NE RolEEH

wadEed

av T

nta Se

St

ZAE

3 -
) =
hyunsoo.ha@yuantakorea.com

Hot/Hto|2

Research Assistant
gyecheol.jo@yuantakorea.com

NOT RATED ()

SEFI} - =g (I)
XM 2EF7} - 2
XTI} (5/22) 28.64%24
L E -
A7HEH 2992
SRR AL 259,027,500%
90Y TR AHHrH2 59,390,500
90Y Tz A2y 2,002,081%
527 1/K] 36.44%2 / 15,3522
Hjiols 0.00%
s 1. FMR 12.1%

2. ARK 11.8%
FRAB ) HE I 12

56 833 702
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170 @712 w8

Beam therapeutics®= base editing AR&-3f 171 €7] AEqt 20| 7Fs3lt}. Base editing
2 Cas9 nikasel| deaminaseE 9723l adenine°lt cytosinel] +2& AF v, A1HH
OF adenine¥ guanine®Z HHIH cytosined thyminelZ MY 7hsoitt 7|E
CRISPR/Cas9 HF oA DNA F 7hgo] 2% Zel&= DSB(Double strand break)7l 2HAjstH,
ol FAlst7] Yl NHEJ(Non-homologous end joininig)e]tt HDR(Homology-directed
repair)7t 25514 Htt. £5] NHEJO| 23t AoflA A7 |7] Agol 2AEAY 7]0jt=
A-(Indel)7} HIEASE EA17F Qlo] Skt

Base editing® DNA B% glo] 9718 53311 the] Indelol A9 B4 gor] B
HEE7h Bt Th AEQdo] BT ZRsd WAL gont f4 WS thio] HEHo)
A2 Q8] W] o] F25] o2l Aol TG F5T A0 oA

CRISPR/Cas9 2} Base editor H|

CRISPR-Cas9 Base Editors
CBE ABE
Cas9 Mickase Cas9 Mickase
Cas9 E}'lldme or [IEHS? Adenine ar dCaS'J

Deaminase Deaminase

' i \

HIn nnnnnnm Hinminannnnm i IIIIII 1]
LU TR TR LR

Deletion Point Mutation Point Mutation

RtE: Labroots, FAEHSH 2|IMXIMIE

47
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48

E|A (BEAM.NQ)

BEAM-302, 2 +2 MY

AATD, RTXt+ HEO| Mgt

SERPINA1 S-4AF E9Hol= TAYsH= AATD(Alpha-1 antitrypsin deficiency)s @< 8%

AAT &= Q8] proteaseZ2FE ¥ &2 HIoHA| of H7]F 5= T BB8A4H
Z9] AATSl Z-AATE 7 &4 8] g0 % AAT 555 S7H7IHA Z-AAT= A
A2 JAE a7t it

-+

AATD 8% SAE2 4 TARERE dojl AATE T8 8F s%8 &°l= ARl

AR E T QloL} ujZ= Eoko| W Q) WoAo| Ut EFF 7Z- AAT oI5t ZHABLS. o] 0]
xZ9o] glth. SERPINAI SAE = fjHEL DPiMMOE B3 AAT AT M-AATIHS
Aot W, PIZzE W AAT HES} BG4Sl T2 Z-AATE WHEA Hrh. AATD @
oA PiZZ $-AYo| EEL AA|5k Q)

Genotype H|u!

D G5 G €N

No AAT protein 100% Z-AAT Z-AAT and M-AAT 100% M-AAT
AAT levels increase during No No Yes Yes
acute phase response
Risk of lung disease Very high High Low Normal
Risk of liver disease None High Low Normal
>50% RNA editing
>11uM AAT

X=: Wavelife sciences. FIERSH 2| MA|HIE

AnOO0 F E = :’-_I
waldEsA
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Z £ 913 BEAM-302+ £A4] o]% #WiE of

AATD 24 71M 3 X2 ZE2|E|

W mutated SERPINAT DNA

l| ........... DNA editing techniques: CRISPR, virus vectors
W mutated SERPINAT mRNA
_— RNA editing techniques
1" """"""" RNA interference
,rv misfolded AAT
Sy beeeeee- AAT correctors
/ .’,i \
Unopposed neutrophil - 4@ (T st
elastase R Polymerisation
AAT QUGMENTANION; <=+ s essssansnans 1
* human/recombinant
 inhaled/tvV
NE inhibitors
Liver fibrosis

CoPD

X=: Centro-Alfa-1 granada, FUERSH 2% ME

49
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| & Ej2tzE)A (BEAMINQ)

S48t Y B}

BEAM-302+ SERPINAL F-4A19] PiZ ®#ol9] offd(A)& Fold(G) o= HAs) A4 43
Ql PiMCeE HHET 39 F7hE 1/2 94 A4 = BEAM-302 60mg¥ 75mg £ IS
EoA EF AAT 5EE& 16.1uMT 14.4uME 71=35H JAFE oz QuiE 7HAE 11uM 9]
&2 FAYTE Saturation®® 3 60mg A F7HY A BI= AgHEo|loH,
beam2 60mg &F 22 2H265H pivotal Y3 A& o o[t}

60mg °1AF §FoA AAT %= S719t &7 PiZ 44 IAHOR 7-AAT w5 7]14A] diH|
80% =9 A BIE HGOom, M-AATZ AA| AATOIA AA|st= HIFE 90% ol 71
S5 AA| AAT 5= vRI7HAE 60mg ol &34 Z-AAT 49t M-AAT HlE& 2F
Z71891 WS HolA| Aottt AATE 7|HA| ZFA] proteaseZ 3t HEARS AAsH] 9
3 57} S7IRIth. BEAM-302 £oF 32} 5 7|k 4 SApolA 79 o] F AAT 5=7t $7F
glom, olF thA| FL7t /AR UA HAdQl 42 B Elth

HH AAT 3=

Z-AAT ZAE

(uM) 15mg 30mg 60mg 75mg
18 16.1
16 14.4
14 —-15%
12 9.9
10 8.4
8 —40%
6
4
2
0 —-79%
15mg 30mg 60mg 75mg —-84%
XIE: Beam therapeutics, FIESH 2IMAIME XIZ: Beam therapeutics, FUERSH 2| MAHIE
M-AAT H|g 2 3 AAT 13
M-AAT comprises majority of o Increased AAT level
total AAT in circulation* during respiratory
infection
100 o 30 29.5 uM
F w 2% 1% 95%
o M-AAT
e — =
E 70 7} New AAT baseline 21.4 pMm
= 2 = Szt o5t
= 60 = . M-AAT
.g 50 5 15 A e
e 40 -
o ©
ne. 30 e "
20 - B
10
. 0% 0
. Baseline Total AAT Steady Unscheduled Visit Month 9 Visit
Baseline 60 mg 75 mg
(all patients) S‘altﬁeoTw:‘rzD;gh m;g;i}?f‘h;aéig 8
XI2: Beam therapeutics, FOERSH 2l MR MEH XI2: Beam therapeutics, SOESH 2| MX(MIE
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Risto—cel, & A3} mo|xz}ol

26E2UIX| BLA S 0N

Risto-cel(BEAM-101)2 FoF Aol AfFH3t 2ERA L] §A2 HY & AFUste Alx

AgA = SCDE Ae52E okl Ut Casgevy®t A35H% A= 7]70] SUsItt. F o= &2
T HbFE 4ok y-228 &) QYig fed] FF HbF 74 H&S &£ SCD ¥4
o] HbA9| HATHE ARt

HbF 4 ¥l&Z S7M17le AdAe sdstt Y fFAANA & AmAl= Aol7h ik
Casgevy= BCL11A9] enhancer |4AE #HAS] ©¥d A4S AAoid, Aoz
BCL11AC 95t y-2=Hl A A a5 dstet. W risto-cel> HBG1/29] promoter
BES Ay BCL11A7} AgolA] EEE k= Ao|7h itk BEACON A4ollAl 60% Z%t
29| HbF H|E&S 7|SolH, Casgevy jH] 10~15% ol 52 &2 B3t Beame 264
7HA] risto- ceH BLA Al&S BXZ sk it

Risto-cel 22 7|1H

CRISPR protein

Deaminase

Fetal
hemoglobin

P e
w O B D O«

Down

Sickle HBE regulation
hemoglobin

HBG2 HBGT

[ { Upregulation
BCL11A B8CL11A

Other signaling pathways

XI=: Beam therapeutics, FIERSH 2[MA|HIE
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t Withdrawal
» Death
* sVOC

Baseline period
M Last RBC
Washout
W Follow up

T
24 -18 -12 -6 [1] 2 4 -1 8 10 12 14
Baseline Months after BEAM-101 treatment

Investigator-reported sVOCs in this figure have not been formally adjudicated
P, patient; RBC, red blood cell; sVOC, severe vaso-occlusive crisis

20 22

XI2: Beam therapeutics, FAEFSH 2| MR MIE]

HbF HIZ =}

22 WHbF mHbS HbA mHbAZ mHb Other

Mean total hemoglobin
(afdL)

5 6
Months after BEAM-101 treatment
M= 3 27 26 22 17 17 13 ]
HbF [ (F+8§) 9% 69% T0% 67% 66% 65% 65% 64%

HBF % is calculated as a % of untransfused blood (HbF/HbF+HBS)
Hb, hemaoglobin; HbA, adult hemaoglobin; HBF, fetal hemoglobin; HbS, sickle hemaglobin

XI2: Beam therapeutics, FERSH 2IMA|HIE
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Y X=X EXMUT AlE HRE 2 7IsE A

Casgevy®?} LyfgeniaZ} o]n] Algk Fof Yo% EFSHIL risto-celZ EA O Fw3] B4
7Fse Ao g JASith 25U Casgevy £9F SHAH= 64802 & A& S} 3017, A Al

I HF A 147900 Bls] R Eolen, o= A& AREE FoF 4usA o 7]t
o] Qs 7|& XYRARE AAE T 2t Fo] Yo s Helrh

Alrt A& AlZ @Ae FoF @At 5ol AXIE A Holal glout A SCD A i vl
8 wER EolH, ex-vivo AIE Al e F4T FoF @A SR olojAA: &
& Aoz HRIth wEhA risto-cel®] &4 AR o3| FoFo] WRT SCD SAE2 t
EAE Ao Holo] o 943 HbF Hl&dt Aoz Fe A= 71t 5& 1T o A
e Fr7} 753 Aog it

Casgevy EHiE BIX} $8H4Q25 7|1%)

Patients initiated 1-* Cell collections Cell infusions
301
147
111 in Q4:25 37 in Q4:25 30in Q4:25

X2 Vertex pharmaceuticals, FAUERSHE 2| MAHIES

Risto-cel £k ZZNA

COLLECTION

=

MANUFACTURING

TRANSPLANT

= S
Mobilization, Drug
Prior Auth/Payer Apheresis & Product Release Conditioning Release from
Approval Shipment Manufacturing Testing & GTx Infusion Hospital
a l . I . l l ~ TOTAL:
. © 4-6 months
1 cycle per patient 17 days (median)
(median)* to neutrophil
—— engraftment®
2.9 months (median) ’
Start of mobilization to drug release*
» 19 days (median)
4.5 months (median) to platelet N
Start of mobilization to dosing* engraftment
X}2: Beam therapeutics, RIEFSH 2MXIHIES
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| & Bj2tEEIA (BEAM.NQ)

4l B[2REEIA (BEAMNQ) MHSRIE

T SALE = (hof: wmictay)
A (128) 2021 2022 2023 2024 2025
RS 1,273 1,093 1,211 878 1,269
HIYHFYX 560 233 436 282 295
U 0 0 0 0 0
T DRpA 0 0 0 0 0
HIR SRR 201 249 249 226 212
TR 187 234 238 216 205
BAIY S xEpE - - - - -
J|EFFERERFA 14 15 1 9 7
AMEA 1,474 1,342 1,460 1,104 1,481
FEEAY 213 224 206 182 97
AT 3 A|x| 75 57 113 51 65
EIR2I2 0 0 0 0 0
SEMTY|RA - - - - -
IS4 434 385 273 188 146
Y= 0 0 0 0 0
2 EA 648 608 478 370 243
AEZ - 1 1 1 1
Yoz 1,594 1,793 2,170 2,299 2,877
ogdozg -768 -1,057 -1,190 -1,567 -1,641
H| X[} X| 2 0 0 0 0 0
AEEA 827 733 981 734 1,238
XY -818 -896 -1,017 -689 -1,091
A= 148 182 173 161 154
=P EACTE (421: Y, %)
M (124) 2021 2022 2023 2024 2025
EPS -5.8 -41 -1.7 -4.6 -0.8
BPS 121 10.3 12.0 8.8 12.2
EBITDAPS -1.0 0.3 -1.9 -4.2 -3.5
SPS 0.8 0.9 49 0.8 1.4
DPS 0.0 0.0 0.0 0.0 0.0
PER - - - - -
PBR 6.6 38 23 28 23
EV/EBITDA - - - - -
PSR 98.7 4.9 5.6 32.1 19.6
ROE -69.1 =371 -15.5 -43.9 -8.1
ROIC -58.4 =371 -16.3 -39.8 -28.0
ROA -38.5 -20.5 -9.5 -29.4 -6.2
SIS (%) 17.9 24.8 17.6 22.0 12.4
ERIUF/RETIREE (%) -98.9 -122.2 -103.7 -94.0 -88.1
HEZ0|2E (%) - - - - -
YHOAUE (%) ~757.0 ~565.6 ~46.7 -654.3 -274.6
YII=0IYE (%) -714.9 ~474.5 ~35.1 -593.1 -57.2
EBITDA IS (%) ~707.5 -502.5 -35.6 -585.7 -243.7

L0 AN (CHe|: HHaiE)
A (129) 2021 2022 2023 2024 2025
&y 52 61 378 64 140
WEXSIIE (%) 215,916.7 17.5 520.0 -83.2 120.0
&7t - - - - -
HES01Y - - - - -
THEHH| 57 88 17 112 114
oy -392 -338 -176 -416 -384
HAO[ASIIE (%) 195.6 -13.8 -47.9 135.5 =7.7
EBITDA -367 —-306 -134 372 -341
FYelEY -22 -78 —45 -39 -304
Qe 0 0 0 0 0
0|z} - - - - -
Rz Pl S - - - - -
7\et -22 -63 1 10 260
HOIMH| A AT && =371 -260 -131 =377 -80
HOIMHE 0 29 1 0 -
AMLELY -371 289 -133 377 -80
SHAREEY 0 0 0 0 0
lz01y =-3n —-289 -133 =317 -80
B712014E7t8 (%) 90.5 -22.0 -54.2 184.3 -78.8
Ha52g (Ch9f: WoKstzy)
2N 12a 2021 2022 2023 2024 2025
HgE HIsE -66 23 -149 -347 -345
27101y =37 —-289 -133 =377 -80
FRERL2H| 7 14 20 22 22
JlEHIEZAY T 551 20 -90 107 =170
HWENHEZ -300 300 0 0 -
Haxsz - - - - -
252 1 2 -8 2 6
FAgs U258 -294 —-461 72 185 -121
Q14 & AR 0 0 0 0 0
R STt (CAPEX) -47 -49 -34 -9 -15
FYRLE UL 0 0 0 0 0
JIEfasE —-248 -412 106 194 -106
Higs 35 756 112 276 8 478
MlE B 0 0 0 0 0
tEm B 767 114 279 8 478
Y 0 0 0 0 0
JIEfdEsE -1 -2 -2 0 0
#z9 3¢ 396 —-327 199 —-155 12
J1x 3 177 573 246 445 290
g 573 246 445 290 302
NOPAT -388 —-351 —-168 —407 -320
FCF (Free Cash Flow) -113 -26 -183 —356 -360
AtZ: Bloomberg, FUEISH
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Appendix

* O Xi=0| Azl LHES2 =019 oS Fesh A5l A2 EPOJQI FHE AHO|L 7H] Glo] HYEUSS RlE! (ZYR} : o)
T =2 HIHRAIS
o o1 20T =2

* 3 Ih—l SEFATAAR 2= XZSHY HH a0l FAMUH SEEEE U FEE 2R/ Q| 5L

o Z2 EXIEZ (Guide Line): EXP|ZH 12709, HOj4QE J|1F £XS2 45 (Strong Buy, Buy, Hold, Sell) 2 128t}

« Strong Buy: +30%0]|4} Buy: 15%0| 4}, Hold: —15% 0[2F ~ +15% 0|2t Sell: —15%0[3t2 =

» YZ E=XIS2 Guide Line: FAZIZH1270E, A7IEY | ¥F HIF 7172 FXSE 30l (Overweight, Neutral, Underweight) 2 T
o 20149 2221YURE A FXISE0| 71E 3T + 2EHA0IM 4EHAZ HY
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