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1. 254 A siRNA EEHAH XZE SE

HAX77EK] FDA 317t2 &2 RNA X=Xz 22710|Ct. 2004 it X2 A Macugen,
20134 7159 A=A~ 1| NN Kynamro7t ol/tE R, AFUA EeE
ULt AR T S X=H Soiles wAIUY 20|PYSX|=H Exondys 510] 2016
H 7Y HX SAEAC.

FDA o7t &2 RNA X=X &, Z=L #is Mot 109 F2f 01y Es 2

N3t SEHAE MBS H4Y THUES RH ATRAK} QUsICh 1 0I9E RNA A
2 T2 AP 471 M2 SHLES EINRY| 20T SHXIRH 20211 BLjelzte) 7
XI5 XA 2H|92| FDA 57} 01, RNA XIBKE SHYmsiolL Hlsh 92N 0/3
T £071 &2 NZHEAORE HSFO0| SNED YLK

ASO RZHZ2= AT 2A| 3G 20183 179 2,4008F EE 4ot A =
EHAH O|9FF0| ALt 2025H0= DXEEX|=A HH|Le} OtH20|ES X=X A
2EZPL 109 EE E7|H A siRNA ESHAE NF0| 2 MYOICH s2HE F A
= 25 RUNLAZL ALIYEOICE Ao S 0|22l S0 2030dE 7|&El= =5
HAE HMF0| 28 A= OdE= MEZ0| 471Lt UCt e 3 ¢ B IF X|=H|
VIR-2218(Vir Biotechnology), IX|&&X|=2X| Olpasiran(Amgen), 27184 0|FYS
X|2X| Del-desiran(Avidity Biosciences)it A 24 &0 ZZIAN 0|FYS X=X
DYNE-101(Dyne Therapeutics)O|Ct. 0]0] FDA o{7tE B2 X|ZA7HX| H5HH SEH]
ABg RNA X=2He= & 11707t 8 dL(E =L #Al H2)o|ct,

H 1. 10 E2{ 0[42 0j=0| oi4%l= RNA X|=H| CLLIR=C)
oISl (HACH) 2016 2017 2018 2019 2020 2021 2022 2023 2024 2025F 2026F 2027F 2028F 2029F 2030F
mRNA1345 (mRESVIA) 290 584 913 1,261 1479 1,726 1,926
Imetelstat (Rytelo) 76 319 597 873 1,211 1514 1788

Eplontersen (Wainua)
Avacincaptad pegol
(Izervay)

Vutrisiran (Amvuttra)
Inclisiran (Leqvio)
mRNA-1273 (Spikevax)
BNT162b2 (Comirnaty)
Nusinersen (Spinraza) 5 884
VIR-2218 + VIR-3434
Olpasiran

Del-desiran

DYNE-101

1 85 259 511 853 1,197 1,507 1,756
84 351 541 726 961 1,180 1,358 1,546

94 558 970 1,396 2,016 2696 3594 4398 5,095

12 112 355 754 1,143 1,684 2165 2520 2833 3,163

200 17,675 18435 6,671 3,109 2262 2115 2076 2079 3,841 4,225

178 40,341 41,205 11,732 5,698 5059 4924 4431 3864 3,325 3,166

1,724 2,097 2052 1,905 1,794 1,741 1573 1539 1483 1,419 1361 1309 1,263
337 834 1,556

54 269 705 1,389

43 204 433 770 1,090

8 93 368 747 1,239

K= O MF0O|ELtDt, DIZHOIAIBH 2| MK |HIE
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3 3. ASO x|z U= 50| & MY
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2. RNA X=X 24 mo|ZafQl &~ St
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RNA X|=H &, mRNA X=X 40| 48371C= 71 1, RNAI X=X Yo 360
ASO 23571, 7|E} 100710|Ct SR MO|Z2(RI0f U= RNA XIZH|(YY TN S5
TR &, 3l 2 HS30 et Yool 71 B2 3972(76%)2 XIS HEl2
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W= mRNAZt siRNA X|=H|9| JHE = TOMK|L T TA| ¢ TO|E=fel 91 &
tE B2t mRNA A=AO| ¢ HE 7t 7t HEA SoUL U, OS2
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J% 8. RNA X=X g H3SF HIZ

100% r
90% +
80%
o |
°0% ¥ a2, 289
40% +
30% CHArRS, 127
20% +
10% | 3t 284
0%
RNAI mRNA ASO
Xt&: Pharmaprojects, ASGCT(4Q24), D|2H0AISH 2| MXIME] A12: Pharmaprojects, ASGCT(4Q24), D205 T 2| AMXIME
H 2. RNA |24 F=2 4 mo|zeziol
S|Ab HZY X35 35 AHTHA |31
Arrowhead Pharmaceuticals Plozasiran V&Y Z=0|13E2EE SiRNA Filed PDUFA date 11/18
lonis Pharmaceuticals Donidalorsen RN HH2E ASO Filed PDUFA date 8/21
Moderma mRNA-1283 F=LHN9 ofe mRNA Filed PDUFA date 5/31
mRNA-1083 I2LHN9 ¥ =2 oy mRNA Filed
Alnylam ALN-HBVO02 B 7t siRNA QA 34 w/ Vir
Pharmaceuticals Cemdisiran S| O Rt siRNA QlAF 34 w/ Regeneron
Amgen Olpasiran 1 Lpla) B3 5483 siRNA QAL 34 w/ Arrowhead L.
Arrowhead Pharmaceuticals Fazirsiran U -JEHM ZHS SiRNA QA 34 w/ Takeda
Avidity Biosciences Del-desiran 27 0[FYE 19 SiRNA et 34
Eli Lilly Lepodisiran 7|t CHAFRIEH SIRNA QA 34
_ Bepirovirsen By 7t ASO QA 34 w/ GSK
:Sf:]al?maceuticals Jacifusen oEd FHEES ASO Yo 3
Zilganersen YMEHY ASO QA 34
mRNA-1010 QISR ot mRNA e 3
mRNA-1403 C2HI0[A O mRNA Qe 34 FDA 4= 5
Moderra TANA-1647 | ACHMIE HHO[2iA ol mANA |2 3y
mRNA-4157 k=il mRNA QA 34 w/ Merck
Novartis Pelacarsen Lp(a) & MRS ASO QUat 34 w/ lonis L.I.
. ) il 552 o mw

70 Y 34 0ol molmalelet 25
RI2: 2 A, OIHOABT ARIME
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22 H|0|QH
RNA X|2X| M35: [HEeto= St
2020 FZLF mRNA HiAl EA| 0|22 RNA X|2H| {0 Crst Ha7 QAL
Jh 2 WSt A7 MEB0| AhET UCts HOICh XK FDA 517t5 22 RNA
X=2H 2270 & 1471 slHE= X=X, 87l= HI5|HES X|=H|CE 20 0[™ME 715
o 220|32HEE T2 X=X WaylivraE HQI5t1= 670 25 §HES X2 HRALE
20 0|20z slH&e XI=A 871, HIs|HEe XI=A| 7707t FDA o7t BfItCt 20
0F FDA 37I2 @2 RNA XI2HE 87HES MSEOZ 5i0] MhE HRE ZRICH
21 IX[ES X|Z2A| 2H|29| FDA 517k= RNA X|2X|Q| H|5| &S SHXof| et E2
A7t HACt. DR EE MEEUAME RNA X2XH7E 22 852 EY 4 ACe 40| ¢
(I 2Lt A HQ| Al 609 E2)0 IEr 30 7|
=)7K HEfEE Hoz2

S| WHEO0[Ct
2414 7|Z RNA X|2H| AIES 148
Z RNA X|2H| AIM2 366 Z2(Z2Lt Al HQ| Al, 292
2ZZE[Ql ADC AIES ER0x= 2024 1209 F
oz gae Ae= MUEL 5 20 EH FARSICH ADC
HAE] OIGE7} LT, ADC 23 °
254

AIZOIA 2030 362
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XEHe oM 4712 2
o 27t 7K Mg 12folH, RNA & 2 st2
ANEE AFez W2 it ZER|E|0f oSt 2 SI17H olAEC
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R

= FDA §{7} 2

OFE(Z 2L il H2l) 517t Ol o=

35
30
25 F CAGR 29.7% 9.3
20 | 5.6
2.6
15 +
i w s I
o m | E OB i N NN
2020 2022 2024 2026F 2028F 2030F
Xt=2: 02 0{0|EmDL, DIZHOAISH 2IMXIME]
H 3. FDA 5{7}& &2 RNA X=X (2t =)
=T (HUETY) XSS T SIAL/RATHLAL FDA 5|7t | 2024 0jE | 2030F OiE | SlHEet
Fitusiran (Qfitlia) SHRHA SiRNA b I /Lt 2025 0 352 YES
Olezarsen (Tryngolza) |22 |TO N AES ASO Or0|LA 2024 1 796 NO
mRNA1345 (mRESVIA) SE7|MEESHI0121A o2 | mRNA vaccine oLt 2024 290 1,926 NO
Imetelstat (Rytelo) 34 54 O Z52 Phosphorodiamidate | 4, 2024 |76 1788 | YES
oligonucleotide
LHELOAF/DI
Nedosiran (Rivfloza) In=FONTReS SIRNA 23/Dicema s g 234 YES
Pharmaceuticals
Eplontersen (Wainua) OfUZ0|EN CHUAMAES ASO ORAEEHLZY 2023 85 1,756 YES
=== ° ofo|QL|A '
Avacincaptad pegol (Izervay) | O|H|Z{HIO|2 X|=3 1F(GA) | RNA aptamer OfAEIZIA 2023 351 1,546 NO
Tofersen (Qalsody) 2724 ASO HiO|QHI/0t0| U A 2023 32 106 YES
Vutrisiran (Amvuttra) 754 OfZ20|E MAHEE | siRNA P BIEy 2022 970 5,095 YES
Casimersen (AMONDYS 45) | SA[QIS Z20|HUS ASO AFEIEL 2021 301 226 YES
Inclisiran (Leqvio) ONEES siRNA Q| It 2021 754 3,163 NO
mRNA-1273 (Spikevax) FZLH9 mRNA vaccine Dot 2020 3,109 4,225 NO
BNT162b2 (Comirnaty) F2LH9 mRNA vaccine SI0|X}/HI0| HIEY 2020 5,698 3,166 NO
Viltolarsen (Viltepso) FANS 20|¥UYS ASO Nippon Shinyaku Pharm | 2020 135 190 YES
Lumasiran (Oxlumo) Qg MAAZS 1Y siRNA OHLpuEt 2020 167 323 NO
Golodirsen (Vyondys 53) FAIIS 20|FYE ASO AfEIEl/HI0| 20 2019 129 29 YES
Givosiran (Givlaari) 24 ey Z2nRis siRNA LU 2019 256 578 YES
) _ _ PTC Therapeutics/
=M =220 H=E =S
Volanesorsen (Waylivra) 7t Z0|32ES 55 | ASO ofojoLIA 2019 42 70 NO
Patisiran (Onpattro) OfUZ0|=N CHMAES siRNA L fAUZ 2018 253 1 YES
. PTC Therapeutics/
oj M CIEA|HE=
Inotersen (Tegsed) OIUZ0|=M CHAMAES ASO Oj0|QLIA 2018 39 40 YES
Nusinersen (Spinraza) MM 2SS ASO HIO|2F/010| 2L A 2016 1,673 1,263 YES
Eteplirsen (Exondys 51) TARNS 20[FYS ASO AREIE}/HI0| Q0 2016 530 304 YES

0 A& H45t Macugen, Kynamro H|2]
A& O[YZ00|EDHL, DIHOIMBH 2|MRAIE]

10  Mirae Asset Securities Research



224 H0|H

2025.4.30

3. M&AQ| 71 7IHEE tV|ed} MEAEE

234~2413 RNA 3 2j0|MA 20| Z7i5t0 UCH. A2 RNA X2H 2 7|¥c=
RNA 4171=(RNA B, B8 RNA S)at MFAZE0IT.

RNA S0t [l =HA 9 AHE._ mo|meols 2 M & =0 H= 222 R
7_<| o= RV XlzHl7t Hels 2 Al7|17F AN
| =0 X=X W =7t OEHA 0|t 0|
I0ICf. DNAZ 1X|= A0 2/gdo] &1, Hetd
= ERlots AENH S3XQ X|=7t 2 4+ A7| H=Z0|T. O[XME RNAS EfAISHH RNA
£ XEY £ U= Oefet 715S0] L1 R0 RNA XM AIE2 O 732 JAQ=2 HH
St 20229 MZ= U2to] 22|19t PRoQR Therapeutics?| A2 HAH| 27t 379
=22 2o, PRoQR TherapeuticZt 71El 71&0] RNA HE 7
ole MEAZEE XZXNE HEotH D sl ALt

NA HE 7|

HO
E
=13
[==

[IJIO

=00, 0|Z 08ot0 &

RNAS DNALF B Cit| SOFSGICH SZOPYSH RNAS| SHS ahZiahs 4 9l o
= Cifopll SH6H ULk 1 5 SiLs #3 RNAS ASste 20lck. 2
2Lt E2AREA 22 &

H 52 Hsts 2HE oo, sagu FlEtREIAS U3 RNAS DIES J)2
D 01 7IZ2] 413 RNABCS Bf Pyl

of RNA AZXIe] SIS S 4 21 FE 7148 JHE ANA TR (250 S5l
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Ak S|At ERI=E 235 |[d33 |2 YR mojzZ2iol A HA H3E (R H|31
Skyhawk Small =48 Bl 27
—04— DEJHEE | HIZY _
2025-04-22 | Ipsen Therapeutics S/ [&74 11,800 | Platform-based Rare Molecule | (RNA-targeting)
Sarepta Arrowhead . U4 A74/HIYY 3A
-11- oA , - Uet1/24 2 o =
2024-11-26 Therapeutics | Pharmaceuticals 2t0] 500 1,075 | ARO-DUX4 2| A1/24 Q| | Rare siRNA maE 77 KA
2024-09-04 | Eli Lilly ?I'?Zfapeutics Bk | BZ2H 1,000 | IncRNA-targeting CHAFEIZH | IncRNA
5
2024-07-03 | GSK CureVac oja (430 1561 [mANAWM  mmomel 2®  wRNA | UOEER
2024-06-18 | Roche Ascidian ) oA 142 1,842 | Neuro—targeting CNS RNA eon
Therapeutics editing
_ Cardior =
2024-03-25 | Novo Nordisk . M&A 1,111 | CDR132L QAL 24¢ Ag® |ASO
Pharmaceuticals
L , Shanghai Argo R o OIAH /7ert O] | Asim) ) AN Kt 271
2024-01-07 | Novartis Biopharma 2l0|MA 1185 4,165 | H[Z7H QAN /2a4t @ | M | sIRNA <M BB 271
2004-01-0g | Boohringer | SuzhouRibo/ | ey sy 5000 | platform-based CUAPEEH | SIRNA
Ingelheim Ribocure
Bristol M Avidi _ -
2023-11-28 S;jltgb vors | 3s2 [100 |20 | Platforn-tased M@ |AOC | ECh EF 57
5 : Arrowhead2}
2023-10-31 | GSK Janssen 2fo[MA | HIZZH 1,000 | JNJ-3989 QU 244 4 siRNA JIE Aot £ |
Alnylam ) . = .
2023-07-24 | Roche ) S/ 1310 2,800 | Zilebesiran QlIAk 24t AT | siRNA
Pharmaceuticals
2023-07-17 | Novartis DTx Pharma M&A 500 1,000 |DTx-1252 R CNS SiRNA
2023-05-01 | Steles Iveric Bio MBA so00 | Avaoneaptad oy fom | MNA o3 Fpa s
Pharma pegol aptamer
Royalty lonis 2ZE| . =
_01— Q| A5} Q|
2023-01-09 Pharma Pharmaceuticals | KISOI- 500 1,125 | Spinraza | AMst 2| Rare ASO
X
2003-01-05 | Moderna | CVO™X BloIMA (35 [1.235 | Platform-based Muti | mRNA
Therapeutics
2022-12-22 | Eli Lilly PROOR ) S |75 3,750 | Platform-based CNS RNA 7|1E ALQ1YE) +X
Therapeutics editing
2022-08-16 | Merck Oma ZEope 150 3650 | Platform-based ZOF | oRNA
Therapeutics
Remix Small Efl 3¢
—00- ==y r1TeTY - Zof
2022-02-17 | Janssen Therapeutics ssME 145 1,045 | Platform-based Ea Molecule | (RNA-targeting)

= Z2 39,109 g2f oY

AZ: O[EFZ00|EMT}, DI2HASH 2MAIE
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RNA X|zX9| H3E0| e ===t 2 Seis o LAES X|=H| HH27}
ULt EHIRE HLULHO| JHHSIL LHIEJAN 71=01M6t0] RiekE IS X=A|

[e) N
0lCh. S RNAS Xf35Hs RNAT Er2lEl} S|7RsHE0r OfLat SRS X2 7Hs
3t S BN FUC
2AH|OE 2113 122 FDA 31712 Q%iﬂQD{ 2513 015 1121 4,300 D242 7|5/0)
SSHAE HE0| © ZOR OAECS SHIRSOIN SZHAED} Els HAW RNA A
2HE), Al B4 015 AEIE N2X2 ANA RERIES Olgsl |zl
Skt Qlct.

1. DRSS XSH HHQ: SIFTSN IYTSOZ Yof Bt

AHOE B U MU KUEHN FYAHZ(DL-C)O| 2RI AT DIXES

A=A 120 23] EH(Ez FoF £ JHE Fo 7t FO)5k= siRNA XIZAT 7|1E
XS X=2HZ LDL-C $XI1E 20| RFA| Rols SYF2HY JLHEHASCVD)
AE U= ME0] S2U=RA.

Qlo|tt. Ol= 7IE, of 23T Ho| =
o A £ A2z FZEH
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23 1. Qo M J|H

LDL-C reduction
INCLISIRAN S~

sense + antisense
VAV AN AN strand and GalNAc tail @ More LDL-C uptake

Asialoglycoprotein receptor | l

More recycling
1’ of LDL receptor LDL receptor

RNA Induced Q LoLe
SOV ‘ Silencing Complex YSDSOME \‘{

—~@®
RISC nnli;nla/nse ﬁ i %‘ e

PCSK9 mRNA NUCLEUS ! \
“VV / Less degradation of LDL | Less PCSKS

receptor by Lysosome . ovailable to bind
/ Less PCSK ', LDL receptor
synthesis and 4 <
excretion
oo, g — T EEL ',

Degrodation of PCSK9 mRNA GOLGI APPARATUS

HEPATOCYTE
Xt=: Current Cardiology Reports(2020), O[OS H 2|AXME
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2. 40| x|GalTl RNA X|2X| in MEatAZEt

X|HedEl(lipoprotein)2 X|&} HEIZI0| AStE SN2, ¥F SYAHZSY SHXUS
ROl A& ST XHURIO| BIt= MABARE UM Q§S FQI0}, XHHES =
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13 16. ZerlasiranO| EtZlsk= MERAEEL O

o

High Cholesterol vs High Lp(a) in Cardiovascular Disease

High Cholesterol is a Modifiable Risk Factor ————p- Lifestyle changes can have a positive impact

ot

N

High Lp(a) is a Genetic Risk Factor -y Lifestyle changes have no effect on Lp(a) levels

Similar Medically Treated Population Blockbuster Potential

Patients with High Total Cholesterol vs. High Lp(a) Sales of Cholesterol-Lowering Drugs Peaked at >$30B34
US + EU5 Markets

High Total Cholesterol’ Lipitor® Crestor® Zocor®
e 136M 103M (atorvastatin) (rosuvastatin) (simvastatin)

High Lp(a)? m Estimated medically trsated $12.9B $7.0B $5.2B
=50 mg/dL. 132M W Lifestyle changes peak sales peak sales peak sales

(o indicated treatments)

R MUZA HZHEEIA(4. 11), DIZHAISHE 2IMXIME

3 17. Lp(a)] $=%|7t FOFE+8 LIEILE HI¥:

Populations: USA 328.2 million, EU 513.5 million (incl. UK), Global 7,800 million

Ischemic Stroke* 1 2 - 1 _GX

Substantial Risk of CV Event at Lp(a) ~90 mg/dL 780 Million Worldwide with >90 mg/dL Lp(a)
Event Increased Risk
Lp(a) level: >50mg/dL  >90 mg/dL
Prevalence® ~20% ~10%
EU 103m 51m

itv®
phphal 1.2 -1.7x

Nz AL HZEFEAQ4.11), DRIOASE 2MRIME

T12! 18. Zerlasiran 4+ 14+ A3}

404 Treatment group
® 200mg ® 300mg ® 450mg @ Placebo

= 20 - T
£ |
s i I N o
] a1 —e 3 3 — 3 4
ax - -
=5 20
oE
g5
85 -404
v g Second Second
£8 ol 200-mg 300- and
g ) dose 450-mg dose
E | |
g -804
=
-100

0 714 30 60 90 120 150 180 201

RE: AUHA H2EFEAQ24.11), O2i0ASH 2IMXIME
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219, HERAZE RNA X=X =8 7|1

Targeting PCSK9
« Indiiiran
Targeting apo(a)
+ Olpasiran

« Zerlasiran

» Lepodisiran

Apo(a) mRNA

(A

\ \ SIRNA-RISC <
e e APO(2) MRNA

Antisense oligonucleotides
interrupt the translation of
apo(a) mRNA

At=: AHAjournals(2025), D[2{0IAISH 2IMIME

J3 20. Y FEEH E Lpa) $X| Het2

0% 1 1 1 1
Pe en 0] n Z an Le, an Re ab In'n
-20%
ORION-11, -19%
-40% |
HUSZSA, -48%
-60% |
-80% |
20 mg, -80%

-100% |

225 mg, -97% 450 mg, ~99% 608 mg, -97%

-120% -

F 27 02 QYo 2 B[R ofi2
X2 2t Af, D015 2AMAE

a3 21, MH|Q IfE 0| L Mgt J8 22. ME2AEE RNA X|2H IS MY
= Leposiran = Zerlasiran = Olpasiran = Pelacarsen
(CLISIR=r=0)) [CLIIR=r=)]
3,500 ¢ 3163 3,000 r
3,000 2,500 |
2,
500 2,000 |
2,000
1,500 |
1,500
1, L
1,000 000
500 500 . I
0 0 __3;__5 . - . , m—
2024 2025F 2026F 2027F 2028F 2029F 2030F 2026F 2027F 2028F 2029F 2030F
Az: O|YFOIO|EDIOL, DIH0ABH 2IMXIME] Atz: OMZOO|ETHIL, DI2HOMSH 2IMXIIE]
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3. RNA H|ZF X|=X: 7|Z X|=X StA|
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Soust 0] SOIECIEN, HIEE B BelS A1 A0 2 W0l B %O POl
o forzre 202514 ACVR1C siRNAALN-2232)2] QAF 1442 JHAEH GIIFO|CY,

13 23. INHBEQ| Hgt

Hepatocyte Adipocyte .
S E pocy Effects of excessive INHBE
Activin E binds

Increased ) .ALK? "~ -~ gL’ { Lipolysis
Excess G ; ACTVINE | N X } Circulating NEFA
caloric | d Incmaseg o oSt 3 £ mRNA\\"\ ; { Adipose hyperirophy & dysfunction
intake s exl:’;lrggsfm;i! ;/ l \ [ t Visceral adiposity
% %,"“"M ™ j t Insulin resistance
Liver tissue Adipose tissue

Az 2R3IE, DZ0AISH 2| MXIME
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33 24, X[EMEet ZF MZ0|A2] ACVR1cet INHBE s 24X

~ Activin E 95% ACVR1c Knockdown in NHP Adipose
150

o W | INHBE

. . £
s (produced in the liver) g
) £ 2 100
act
— © £
'l =8
LE 5
ActR type Il Gt 25
- <
co-receptors = 18 e g e ,,I,_,;},_a,
A5 2 15 28 43 57 " 85
ACVR1C Study Day
g INHBE Knockdown in NHP Liver
3
._%4 SMAD2/3 150 e i
£ 125
< g
E.E 100
wE 75
% E 50
z2
= 25,
®
I’I\I\’ -28-22 14 1 7 14 21 28 35 42 49 56 63 70 77 85
Study Day

Nz B, DY0MSH 2IMRIE

3 25. MOEEREI0|ELfe| EOE XF A XIE A4

= 404 Semaglutide 759 ‘Semaglutide
= Treatment 3 Treatment
o 304 o 50
; =
© 204 ® 254 o /
] £ o
= 10 E oo
= o
3 2
g 0= 8 O - ool e s .25
2 ]
= i .50
L: -10 e 50
2 -20 1 I T T 1 1 -75 I 1 T 1 T 1
0 20 40 60 80 100 120 0 20 40 60 80 100 120
Study Day Study Day
-0- PBS + vehicle -©- PBS + low dose semaglutide -8 PBS + high dose semaglutide ACVR1C siRNA + “Gene X"

siRNA + low dose semaglutide

Emerging Potential Enhanced Sustained Increased lean mass Prevention of
Profile fat loss (~45%) weight loss weight regain

A BLLY, DIZHNSH 2| MXIHE

H 5.20254 2 A4 OHIE
=z o2y xgs ol | 1H25 2H25 IEL{A}
0lZ20/EZ% | VUTRISIRAN O[LZ0[ES Aaws FDA 57t | FDA 517 o= =9 A0
Nucresiran OIUZ0IES H2ES et 3 Qe 34 Al
AMgpast | ZILEBESIRAN - o 24 2 ZIKKARDIA-3)
° e 34 JHAICVOT)
NBAES Mivelsiran . 1A IIIER Efztol Zat
e 2x3t0[0f AL 14 ot oM
Choluol=atpiss Y 2
ALN-HTT02 SlElE QA 14
SlHEE Fitusiran Y FDA 517} FDA o{7K3€ 28%) AT
CEMDISIRAN/POZELIMAB | ELX|OH74AS Zist et 3 3 ZEEIRES EINENS
W= ELEBSIRAN ; A% 34 JHAIHDV)
Okg B/DY HIO[2A 21 | e 24 ol 24t ZHTKHBVY) Bl

A= BLLY, DI2HIASH 2 MXIHE
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HIZL=2] HITH X=X

O2R5I== siRNA ERHECE TRIM™M SE3E 7|85 018%!Ct. TRIMM BHEE 1ts

Heolo] H, 2=, CNS S Het 2= MEot= A=E ol QAT H|TH X=X ot
0|Z2f2l2 ARO-INHBEZ 4 14 A0 UL}

INHBEE F=2 ZM|Z0|A &
C}. INHBE XXt 2fsff ¢
FAIBHY. @&foh= Activin
Ct. INHBE siRNAZ

ASIZ)=0| Activin EE ZH0IM 2H|== A
DFSO0X|= Hepatic Activin EE X[EZ|f

E= Al Z20IM X ZoHE AXotn, XY MES EXIE
Xe|at nzt2e| ATt Fl= RZ0| HIsH AZ0| 19% ZARLCE

245t hepatokineO|
I OLIR| BHALAS

ALK72 TGF-5 I{2| = 5iLt2 K|EIM|Z0| LISt ALK7 Als MYe X|g 212
AXMSI XYM F7|2t XIE gtEg S7HATICH ALK7 siRNA X|2X2} Tirzepatide(]
HIRE)E Z0| E0{3HS 42 2279 ZAS0| O ZCH, 1 & X[Ho| LA O =3

ot LIEFRT

INHBE siRNA &= E0f 24, B2 E0, Tirzepatide HE 24 Z1E 20254
gt £ Qlg Aoz OAEICH ALKY siRNA A AUt INHBE siRNA A QALSHH
2025 0] 7HAIE OOt

= 50|

E320| MSE X%

=2 A0

4 Y 'd Lun N\ Y N/ N/ )
Liver ung Skeletal CNS Adipose SR Cardio-
Muscle myocyte
Deep lung -
strong clinieal Eairly Early Preclinical Preclinical Preclinical
clinical validethan clinical clinical Stage Stage Stage
validation (RAGE) stage stage FIH Q2, 25 g g
N F N 2 N AN AN ol J

ANz H2RS=, DIHoIST SIAXIME]
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3 27. INHBE 23 ARl= nZ=Z2| AR Fo| ZSRAE A2AEH

Body Weight Change Liver INHBE mRNA Expression

Py 1.5+
- <
60 3
S £
c w 1.04
('] -
S0 %
e 2
= =
m 5o : 2 o054
= -o Saline ]
3 5
-m INHBE siRNA g -94%
04 0.0 T
012345678 91011121314151617 Saline INHBE siRNA

Weeks post first dose

ANz HZRS]E, DI{SH 2IAXIME]

7 28. ALK7 &3 M= 1Z22| AT Fo| F2A & XY AL

Body Weight Change Body Composition

Fatmass

@
8

5 25
2 20 .
£ 1s .
o : 2
=1 E 10
< 1 .
£ s : £
i 8 1s7| |1170] [%es
; Sllme AL.KF Time;lhde ALKI70
o (0.07 mglkg) Tirze patide
2 {007 makg)
Lean mass
35
30 . .
ERL D . g
—e— Saline 5 20
= ALK7 siRNA (3 mgikg) FRE
—e— Tirzepatide (0.07 mg/kg QD) E 10
- Tirzepatide (0.07 mg/kg QD) + ALK7 siRNA zgm 2870| |2193| [2482
T T T
@l grrewhead -

(0.07 mgikg)

Az 2R3E, DS H 2IMXIME

J7 29. H=RS|=S| F2 YUY mo|Zafl

Plozasran |
FCS/SHIG/ASCVD
Zedasiran —————
Dyslipidemia Gl
Opatean | AMGEN
Cadiometabalic. S 2
Gal-azvi0 ) @
MASH
ARG IMRLAY ]
MASH &
ARO-INHBE
e ] c |
ARQ-RAGE | ¢l
Inflamimatory Lung Diseases
ARCMICons ]
P"lm“u'y Muco-Obsiructive Lung Diseases ﬂ
ARO:NMET | —— (o))
Idiopathic Pulmonary Fibross
ForehSen e keds
Livar Alpha-1 Liver Disease q
it L
Hepatitis B Virs
ARO-DUX4
FSHD
ARQ-DM1

Neuromuscutar Myotonic Dyshophy Type 1

e ]
Spinocerebelar Ataxia 2
oo ——

Complement Mediated Disease

s | ——
Complement Medioted Disease

eeﬂee@'

ANz H2RS=, DS SIAXIME]
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72 30. CNS XM= 0|2E5|= C16 33 31. APP mRNA SH|IE S5t OfUZO0|EH|EL ZiA

IO
C16 conjugate T I—M
optimized ﬁ""frhﬂ

for CNS delivery ‘ i

Intracelluiar

HH’F\H ﬂl’l= ,T i

Extracellular /
sAPPa \

B I e W
WJ[JILMII HIIJI[H]I!!

= \% \*@ 5@

siRNA design

optimized for potency, Extracellular
durability, and specificity a2yl S e Eoates
R BLUZ(25.02), DZi0INEH 2| MXIME] A& BLUZ(25.02), DI E 2| MXIME]
18 32. CSFOIM APPS| ZtA J13 33. 2270H0f| Ag42 I AB40 ZA
IS Placebo ALN-APP 25mg ALN-APP50mg ALN-APP 75 mg
£ 50 0 4
2
R £
o~ =]
o 0 = _-20 A
[ )
c £ 5T
0T 25 o
c c |
s @ 50 5 s 40
2 s S
T -60 -
-100 g
0 1 2 3 4 5 6 7 8 9 10

Time (months) -80 - mAR42 mAR4D

=0=Placebo =Q=ALN-APP 25 mg =O=ALN-APP 50 mg =O=ALN-APP 75 mg

Ri2: BLIYE, DRIOASH 2IMRIE RI2: SLIYE, DROINEH EIMAME
3 34. OE R0E Sl APP ZAES =2 = US
0

+
I

-26.4%

=& SD 50 mg (N=6)
—&— MD 50 mg Q6M (N=10)

73.3% %

sAPPB
Mean (SE) Change from Baseline %
3
1

—_
o
o

-0 15 1 2 3 4 5H—g 8 10 12
grr-— Day Month

Az ALIUR(25.02), DI2HOIAISH 2IMXIAE
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UX35}0|H X|SH| BIIBO8O =& 7|H

o)

Antibody-based approach
targeting extracellular tau

)

3. Intracellular

)

Reducing production of all
forms of tau with BIIB080

3)

Az HIO|Q, DI2H0IMSH 2IMRIIE

3 36. BIIB08O A& 1bdd Zuk: kXY LY EfR THUHE & A
- -tau'®!
map  tau LTE map P2 LTe
140+ o 140+
I £
£ 1204 T 1204
2 : j:
= 1004 A 1004
®
= 80 E 80+
2 60 3 60
i | Z
v 404 w 40+
204 T Yoged THTE
1 t t t t t t f 1 t 1 t 1 1
0—— T T T T 0—— T T T T
0 24 48 72 96 0 24 48 72 96
Week Week
Study Week
] 36 96
‘® Cohort A 10mg Q4W — 60mg Q12W n=6 3 3
‘@ Cohort B 30mg Q4W — 60mg Q12W n=6 5 4
‘@ Cohort C 60mg Q4W — 60mg Q12W n=9 7 7
@ Cohort D 115mg Q12W — 115mg Q12W n=13 10 1
@ Cohort A+B+C Placebo — 60mg Q12W n=7 5 z
Cohort D Placebo — 115mg Q12W n=5 4 2
T Dosing visit
Az HIO|QX(23. 10), DI2HOIASHE 2IMZIME

X} 4 712! 38. Stoke Therapeutics®] TANGO-ASO Z3HZ

a3y 37. EefHiSSE

PREVALENCE OF
DRAVET SYNDROME*

7K
Japan

>38K

PATIENTS

Jl =7

Xt2: Stoke Therapeutics, OI2{0IIAISH 2| AXIMIE

Haploinsufficiency
with TANGO-ASO

Xt=: Stoke Therapeutics, O[2H0IAIS#

Motated Gene
(Loss of Function)
TANGO ASO
promotes NMD.

| Cxon exciusion

Productive
b mutant mEA

e
S ——"] ===

\7
Productive
mutant mRNA

Productive

Productive
oducth mutant mRNA

Increased 'é/ b

2IMRIME
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RNA B 7le2 THok= HBAZEE X=X

= 20243 6¢, OAICI! B|2ZHREIA(Ascidian Therapeutics, HIAE)QE 177 Zet
G 1€ 7t

= XIEGUI Flet AS MZ3ML AL HetREAE HES 7Eols SAHO
Tl RNA diA2 MAF a0z WMEGH= 7|28 HR6ID 0t 24= ARIES CNS ®
Z:

271=1h OHAITIS RNA HEVIES 2ol UEAZE XI=HE WL A=0[H.

20 1891 2y

OJAICIOS RAREE| AOIFOR 42008 LAZ ¢
y QICt QXY &

% S
O, Heist DIIAED H M OfE0| G2 22EES we
creie) 713 %é HEOl AEPIZERS HEE ABCAM LUHES HSZOR XK
505
r

2ALE 2023EE 00| QLIASME AUXGI0|H, SEIEH XA /He &

AHLI): OtXsh 13 RNAS 0|83t MZAA RIS AP

25 19 AMCO|E 0= HIAE 7|9 L=20| H2HEEIA(Alloy Therapeutics, HIAE)S}

SEMEACNS) BN Cfsh QFEIMIA AMoOF JHE AoF2 AMZJMCt LZ20| HZHHEAE

OtE|Z2tAE! QtE|MIA(AntiClastic Antisense) 2328 HQ6t1 UL} AntiClastic™ &
o

AT MY 22Dk a|szEr0|E°| o BS Z5I0) YNl T2) TAS BAI0f R

AL

me
]
O

Alellli= EZ0|0A 2|0 2,7502F 2219 Aelgs Age ogo|ltt. E=0l= &= O
AECER 49 H 0jgE e & UM Alcdl= O s Soff QUEIZtAE e

™ M o

A WSS M8 Ho HE 7ttt X=HE HEE A=0|.
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7 39. OHAICIQ H2HFEIAS| RNA HE JI&
pre-mRNA mRNA
Exon Intron
(Z’)
FSaTe B > FoRoTEN
Mutated pre-mRNA Mutated mRNA
DISEASE % NON-
s -0 2 101000110001 > ez
Patient mutations
Mutated pre-mRNA Edited mRNA
. 2 Z
e |0 | 2 oInNe -
Exon
<= §@II00I®
AI2: Ascidian Therapeutics, O[2{0MISH 2IAXME
18 40. OHA|CIS HIZEFEIAS| mO|Z2tol
Lead Lead
THERAPEUTIC AREA Identification Optimization IND-Enabling Phase 1/2
® ABCA4*

RETINAL

NEURO &
NEURO-

MUSCULAR

Xt2: Ascidian Therapeutics, DI2HHMSH 2|AXMIE]

T 41 22 RNA XISH| MU AlH HSZ

Neurological Disorders
Solid Tumors

Infectious Disease
Immune Mediated Disease
Metabolic Disorders
Cardiovascular Diseases
Eye Disorders

Lung Disorders

Blood Cancer

Liver Disorders

Blood Disorders

A= Beacon, DI2H0IASH 2IMRRIE

Current Disease Trends in the Preclinical Space

I 38.3%
I, 4T 2%
I 32.1%

I 46.7%
I 41.7%
I 41.6%
I 23.4%
I 33.3%
I 50.7%
I 40.3%
I 38.5%

50 100 150 200 250
Number of Drugs

Pre-2024 un 2024

300

350
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2. BBBE S1gt = U= RNA X|=H|
RNA XIZHZE AZAZS0| st H7E SHEGH= 7|0] SOLIEM RNA XIZAQ]
L0l et AT &=0HK|T QICt L0 EXioHe XS EHZICZ di= X2 2

B9 LT . 7{0lli= BBBE Sutot= Aol XI*OI eSS
HM AUCH, ZZ0= RNA =S =0 MSok= 7|=0 et 20| =04, O]
£ O=9 25 Sdfl 22 S HmiIS2 BBBME 7lsmt

RNA X|zX| 7S =t=2otal UG

UU
o
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fr njo |ar
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25 43 =L Of0|H|YHI0|2= GSKee| JI#MHICB Z3HE 71 71|°F01|A1 RNA iIEII
£ J™HILB 7Is HSots €8 Vs 01, J#HiHBE
Uz 71822, GSK= IHHILB 7|1sS &dll RNAS| & HE E%% %%' ZdQE Sl

I'

HIO|ALO|Z2 HIZHEEIA(Bicycle Therapeutics, BCYC US)E 214 00| L AL ESHATY|
2 +8H 18 BHNCO= of= QHEMA 9kF JHLUO| et AUS HMZICE HIOIAMOIZ
HEREAE EHANE SEX0 =2 ZHS 710 HEOIE 7|82 ERot 7|
Z0|Ct,

ULIATT BBB S 7|= /L 5
ULIUHO| AFZSQ! CNS Eeh Bl S3E2 C16-siRNAOICE HLIAZ= 5._4XH FH
KtEAKintrathecal, IT)S S6l & &4=C4(CSF) LHZ XIE MBS} Mivelsiran (2
& 2 CAA), ALN-HTTO2 (SHEE1H), ALN-SOD (SOD1 0| ALS) &S %5H 1)
H 2%, 2) Y712 K& g1, 4 HEHO'(CSF LH IE E= =4 gl2)0
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5t
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°
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$0 — 19

e Z01 34 7152 1) SRNAG EUATI0|L Qlasel 289 22
S Zgst aric Il BBB AS 72, 2) 321

Soff & ETHY U HIDIS SYATPIL OF XX
2RIE EE DEW XS o0
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33 42. GSKO| 1#HICIB EHE 71501

e T
M GSK % ablbio

Grabody-B
B2 7)2 B L4 e 0%

mescing for 3 better e

” . g4 M7 sEEY
New Modality! (Nucieotide 5) & Novel Bl Target (ag:, Tau' 5 | ol) +Grabod -5 g ST AH F2%
BBB M& E3 & Grabody-B =Y
(2025)
m— E¥ 4.1=3
Novel & %3}0|0f Pl (GBP 2.14018)
Target 25 SHE (2024?
(2024) - A+
*€ 34M (€ 173.5M) fpin il PN u}‘ié&- 1&;‘579 ﬁ,‘;ﬂ
sam ) '
o7 48 A% e
2021 g bodv
(ESOI\: ‘ 7418 -B
@7l op s g (GBP 38.6M) Bt O
ﬂ%g!g%:_‘ %ﬂ Oligonucleotide V
Cj z ICleoti
(2021) EME glg 2 Z2HE| (%) Undisclosed IGFIR ;»l.:!a!—g
*$ 700M (€ 1.5B) N )
CHSES + 671 DA E @ %) btz e

A= OlOJH|ABI0|2, DIZOIMSH 2IMRKIE

% 43. GSKet RNA HE JAMX| &%

A= Of0[H|AHI0|L, DIH0IAST 2IMRIIE
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V. 229 RNA 7% S35 Al RNA B

T2LE MRNA HAIS T SAID} HD50 SEBE A
o
o

MRNA| B ®7INE 2N Sa B2 miofE 4

H=Z HM0| 7ks017| THZ0]C.

RNA XIZHl= ‘®7IM2 02t HEAD} 0D & 4 9k
OIPLE, AIS Sofl RNA X 0IF, ZIINES 2

HofU=s A 59 T8s = =+ US

|

=

=5 |§:t'5|01 A
0

BRI AT RNA X|=2X| EE?_P Alokyfat

sz AN Here A1

|rg

A=

=2 RNAS| H1Z =2
o E%

A= of LYot 22239 2A

B, OlX= ZE2Et foﬁHXIDJM O =sH0fots =22E T

Uzjo] Z(EN Lily)s 2449 9F, RNA EX Of2 U2 J143f517| 2UsH ABKIS(AN
719} MU=l 2|2 (Genetic Leap)et 491 9,0009t 22| 72 oS HZYCY HUE 2z
= 22[1H2QE[ES ARSI RNA MBS SASIALL HEAS ARRSI0] ANA 7
X2 240t 7Q0Ih MEHOR XTI ZHS WEUSH, Ol B2 3
7 QIUCE. TS 1T5I0] ES St ZECH RNALE DNAOY TSt EIIS &t= 20|
Aop SESES O TSP &S 4 US HO2 =1 Ut

Al Hgo| 21010] Fi= R 9IRIS SHO0IE 4 ICL Ol o429 EfAI0| EICt, 0j%0f
HEX E= 22053 QEI0|CS 018510 RNAZ ERlsls SE8Hg TEsi) X
HE) 2imi 2022101 U OPAZIBLAKIOML HOFS HZBt OfRIE QUTH

12! 44, THEXIECE RNALE DNAZE O £2

Druggable proteins Dimension 3: Proteins
0.007% of target space 1% of target space
Most current drugs including Whole Exome
Most Al for target and Some Al for target and
drug discovery drug discovery

Dimension 2: RNA
90% of target space
coding and non-coding

/= GeneticLeap
Al for drug discovery

Dimension 1: DNA
100% of target space
full Whole Genome

/£ GeneticLeap
Al for target discovery

Atz Genetic Leap, O|2{0IAISH 2IMXIE
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J&JQ} CIO|O[MALR: LISt XXIOZ 7= RNA X|=H|

U=2| CIOJOIMAZLR} J&JE 25 3E Ol LA|A HIO|RALO[HA(Nosis Biosciences,
ED2E RNA X=X JHY 2t Aks MZZCH CojomiitEet J&J 25 Connexa
2610 RS MSE0| ol RNA XIZHIS JHLE A=l0ICt Connexa
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T2 45, HIO|ZHA RNA 2F2 HAHE 28 Al 718 IS TSk LH(OIA)

Influenza A Design an antiviral sSiRNA  Select HA gene target
against influenza A HA gene region of interest (ROI)

viral RNA

Influenza A
HA gene region

Target gene segment

Verify siRNA target and check "Ask" generative Al tool to
for off-targets using NCBI Blast design siRNAs against ROI
B v e a Y LF: R Tools 9 Tracks = & Biomod A fre e T
= — — - ™~ Al assistant to streamiine -
te T e - —ww— : : + Gene Editing N
LK (37 ut) = “’N = 1 1“ .:;._..’.u
L ) -‘ # v—
-]
siRNA target sequence

At2: ASM Journals(2025), DI2{0IIMISH 2| AXIMIE]
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2. RNA H%: DNA HEBCH or

20244 108 RNA HEJ|&E ER6td! U= Wave Life Sciences (WVE US)7t Atet T
o Yo ZUE LHGHHA, RNA HE 7|E0] tfeh 240 iOP‘*EF. Waves 2A 2I}-1
JEZHA ALB(AATD) XI=H WVE-0062 HO|HE ZHIM=OH, U3 FOHz 3

AAT X7t d53tEE BTN, e 149 30IH, Ef SO0 tHet 2tz 26E &

.u.

WVE-0060 AtEE ADAR BE ¥2 2 Z=(UGA, UAG)E EEEHUGG)L=

HEFIORU FH Z0/9 U UHS 2es 4 UG PODE S0 BE 9
F% T of 11%E AXIolH, Ol2i3t Tyl 79%E= T A-G RNA BEHO2 a2t
2 qurk

ZUHOI| U LX|-LUAZH= HAE 7|PE RNA HE7|2S Q610 UCH UX|LAT}
HR8 RNA HE7|&L Trans—splicing ribozyme(RNA X[t A)0] A0 H2tE RNA
£ EpICZ o0 HHotl X|28 RNAZ X8, wH, HES oh= 7|=0|th

re

WVE-006 for AATD

Wild-type
M-AAT protein
> Prd o
> .
= .2 W
= -
g \\m w - SERPINA1 Z allele mRNA encodes Z-AAT protein
T with E342K mutation
AAT is an acute phase protein Serum AAT protects lungs

predominantly produced
by hepatocytes

Gain of Function:
Liver Disease

Fibrosis - Cirrhosis = j“ ‘-»Q-\tul.w
— Ca

AATD

Z protein causes AAT proteotox|
stress, leading to progressive
liver disease

against neutrophil elastase

Edited SERPINAT mRNA enables wild-type
M-AAT protein production

Loss of Function:

Misfolded Z-AAT Lung Disease

protein with = Emphysema Bronchiectasis
E342K mutation | &
' @3 A
% W
\/Subcutaneous \/Imrequent +/ Highly specific
- Pt injection dosing (No bystanders)
ic Polymerization Low serum AAT (GalNAG)

leads to lung disease

Xt2: Wave Life Sciences, DI2HOIMISH 2| AMXIMIE
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RNA Y 7|z

W(f 1= =2l= DNA HY Ygs 018t X=X 7
O 0|72 YAl W X=7t Xl EL. RNA HEO .
tLiet SH0| 7hsotth= HoA B et RAst o] 2 7t540] =LH.

o 0...

r

RNA % T2 trans-splicing(HOI% AZ210[4) 7143 28510 SeF0[7}
A

pre-mRNAZ X282 RNAZ WHch= BfA0

m 12 H
r koo
|_-'__I

w o rjo

Ct.

= i X|E0| ©71 B 5

S IPNEST R ?—E—% “e’é._H:f. RNA AZ210|A(RNA splicing)g HX[BHAM QEZL
b &M

AXL GAT ALT O[0R £E mRNAZL Fg= HHE Y522 O[K{E.

0] 242 DNAE AH AE K| 21k 75X HUMAS 3128 4+ Qs LS QHHst
MA X |2 EHEOICE. spliceosome 015 S7H5I0 MEA MZEEE mRNAS A6t

Oligo pool, ddPCR &2 &&%t U2 20|22{2] A72|H0| 7tsdiX|1, hybrid capture,
long-read seqQ2 Mot AR 24, 71X OIS0 ChEH H2HH0| &Z0LK|HAl RNA H
H 71=0] L L.

2 o
i_gl-

-

0|2 OHA|CI HZIREIA (Asoidian Therapeutics)?l AU = RNA ASZ0[A ™S
2o SHHO|IE Eelol= AES MG 0|F M4 HUiAS wolsh= AE0= O
otC OHAICIRtS| Xz i ”51% RNA &S MMSIEE XAt mRNA HHE 0|2
SIT} 0] mRNA HHEH2 AZ210|A IPHOIA pre-mRNAGIA QIEZS ZZHHD FA A
&2 25t M4 mRNAZ WIS,
E 6. RNA B} DNA B |z

RNA mZ DNA TZE
ﬁzz' PIHOZ A2 Ao 22 Of21 MICHol 2 XIasle o] 37x st
SEias | grmEel 9a wEol 9 24 OIS A| 912 POl WalZ olat ZAFEl 912
SAAE | ADAR LRkt @A(CRISPR, nucleases S)
popg | (N SC WIVIARASE S05E2 | oy qrony way mmon o i wig 9 4

A= DIHHASH 2| AXIHIE
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12 47. DNA HE RNA HEQ| x{0|

DNA editing

\aﬁ.)‘

RNA editing

ve,.

ir A
N Al
— Alpu - JlLu_L:_u,
Ll SENRTRTITR

Edited FEIREITITS
DNA

Bacterial mRNA Endogenous Edited

DNA-editing enzyme RNA-editing enzyme  RNA

{ Lod w [ 4 e -
w s . - — -
w — — a ) , &
R ' [
S > - -
- ™ - -
a a . Y
Pre-embryonic stage
Xt2: universalinstitutions, DIZHOAISH 2| MXIME
3 48, Lt HMZYAIQl RNA B J|=
Sponsors
DNA Messenger RNAMe + Modified RNA molecule recruits
CODD® — W™ endogenous RNA-modifying "~
@ ADAR Edited enzymes (ADARs) to the target W”ﬂxg A AIRNA
Recruitment Guide RNA Messenger RNA mRNA .
Cytidine
ey whs e+ ADARS capable of limited types [KIOQRR(O2 Shqpe“
A, of RNA base modifications
« Engineered complex composed
ADAR of ADAR or splicing RNA bound
Cas13b 9 to CRISPR protein (Cas13) to
| RNA 5 3 localize to specific MRNA km b e r
Writing G-—bui de RNA —’AD AR sequences in a programmable
Directs Cas13b Deaminates manner
to Comp y sine to + Splice editors may be capable of
mRNA Inosine making multi-kilobase edits
. «+ Synthetic RNA replaces entire .
Exon T T"I’*;R”‘ g ;"Ii'i‘;"'i:”‘ exons in pre-mRNA Rznomjics
® Editing =™ £on s + Capable of addressing many ;.
editor JQII00N 73 potential pathogenic variants 2 SCid Ian
(RNA) within a given protein

AI2: Healthadvances, OIZfIMISE 2|AMX|MIE
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RNA X|ZHOA AEE= RNAS ottt 2ol 2400 o &4 Zo=E=, & 0
021Z0] UL Hr7| Eot HOF X|=H| JHZO| 0212 HO|H RNA X|=A|9| &2 RI&d

H
o =Het of2 HME YM2 MY J89 Kol 22122 XIHE|0f AT,

=01t RNAS SFESZ += U= UH & ofLiZ STt A0| H RNAO|CE SiXf
JE3HE RNA X|zH= 25 4 RNAZ, sittZsigs= M RNAS 01F= HelA¢2
FEULLR0IE A2 3 E= 5 THO| A& JteEdl S Rttt Ol 72

23 RNAS MEON XIGIHOR waishs 2O=, o 300id H, 1S TBMS0IN
AT 01F A40| 213 RNAZH SIS BT MY S20| BEEX| 0t 7]50)
Qs RASR0E OAFCL SIIRL 2 RNA AIZY 7|
RNAT HZS ZXOIA SHEt LHiNS Yast 4 Sl HOR HoIXIBN 79SS &

& RNAS 0[8¢t A=A 7

fjo
=
iz
ol
=
30
n

Sl HY RNA X=HE HE S HEXQ 7|2 0= 224 HE2HRE2A(Oma
= dH W FEE0] FOLLL HMUUM T B2 O
O

N2 HHAS Mieh 2 QIS AOZ 7|HE= 2 RNA MY 7|28 ERotd Lt

-

QEL} HeREAE HE RNA 7z EHEL X
Q2L oRNAE 81 RNA MAX=Z2H X7t
Aol 80142 7IE MY RNA X|=&oj Hoh 1)
2, 2) RNA 27| 71, 3) HHE &l 57t 59| 01

A, Simnova®t &2 £0|C},
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O3 49. #¥8 RNAS 7Is
Modulate
. — =———— Template for
miRNA .
activity translation
Circular
/ RNA
R |
tra nesgcl:i a:?o n Scaffold
or altern':ative for protein
.. complexes
splicing
Packaged Modulate
into immune
exosomes response
AI2: Trends in Cell Biology(2019), DI2{0IIAISH 2| MX|AMIE]
13 50. LEL} HIZHFEAL| oRNA E3HE
s""%%’ Circularization ribozyme Circularization ribozyme
l.'""‘""“'rrw.,,,bh Expressionellemen'r (IRES)  Therapeutic protein Homology arm
W % ﬁ ey B .,.,.,.....,..‘.nm-n‘-““"“““‘"“M'm

J

l

\\‘“‘uum!l“'rmm,,,h
o %
e

-
",

Circular RNA

3

X2 Orna Therapeutics, O|2HHMSH 2IAXIMIE]

AAry

Immunotropic "‘@ @
de“very Oncology Autoimmune

(in situ CAR) diseases

W a
Solid organ
delivery
Genetic diseases Gene

(protein replacement) editing

Other classes %& Wﬁ

of delivel
v Vaccines Antibodies
(in situ mAbs)

Xt=2: Orna Therapeutics, O[OS 2 2| MRIMIE
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1. SSHAES 2 d8sk= RNA CDMO g

Towardshealthcare At=0f 2I5HH RNA XA AIY2 20249 80 Z2{UN AL
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X}2: Towardshealthcare(2025), DIZH0AISH 2)MX|MIE]

121 53. 22Y RNA X8| AIX MYHEZE 71F)
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= FDA 5{7} O2(22Lt 8l X))

517t ol =2
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Az O|YZOOIELIDt, DIHOIMSH 2MRIE
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12| 55. RNA X|28| IjS0| ZatE AlIFo| IjS 0|
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1%l 56. Agilent Technologies THE X 21¢{0]2] 0] 8l 57. Nitto Denko Avecia I1E2 % H{0]|2] 0]
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2. L2 MAS QI3 RNA X|2H| B Ui iy =

RNA XIZHIS 7§26t HA6H 7152 RNA XI2H| 2 A4 Hrof ofs 12isin
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Solid Phase Based (SPB) Process

Solid Phase
Synthesis

/\/\ /\/\ Single Strands

J

QO Duplex

» Solid-phase synthesis is supporting our
current pipeline and approved therapies

* Well-suited for low demand, shorter
development time programs

* It will be challenging for solid-phase
synthesis alone to meet the supply
demand or COGS necessary for
prevalent indications

* A new technology for manufacturing of
oligonucleotides is needed

Enter Enzymatic Ligation

Nz B, DY0MSH 2IMRIE

J&! 61. Solid Phase Based (SPB) Process

13 62. Enzymatic Ligation

Solid Phase Based (SPB) Process

5 Solid Phase
}i@ Synthesis

/\/\ M Single Strands

Absorbance

SS

AS

B

l DS by enzymatic ligation process

DS by solid phase synthesis process

]
o

Duplex

SN

A= EULE, DIRHOINSH 2MRE

Relative Retention Time to Main Peak

A= L, DRIOMSHE 2MRIE

[DAIEHAA) EZSIEN)
Oligonucleotide Synthesis / — \
Dependent o
’ vl @ 5-phosphonyiaten
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sy & & )
i .
Capping w y . )
i - | Tempiate Temgsan : F— v
- ¥ # @& 3 e
Coupling Oxidation Deblocking G (SiRNA)
G
ot : C . ’ I x
ap P erciil} S — 5 =l .
-  e—"
uo:z?:;:z,.i:::;m, [Source: TwistBioscience] \ /
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12 | : 1.1
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08 | 0.6 0.7
06 - 05 ’
0.4
0.2
2024 2025F 2026F 2027F 2028F 2029F 2030F 2031F 2032F
A12: AnalystView Market Insight, O[2§0IMISH 2|AX|ME
E 7. RNA X=X &4 gt Hjw
3= IIE szt 8y N7 54 By
e ATFD(EHIH Fb O R(ErEIsh
HIE == HIE 7ts
=4 g H7|E Chaf 2l zletgs
=X 37| Het Mgt kS (S5 T siRNA) ZI1Z0| RNA % =8| 7ts
Az BLUH, OIAEE, Oj2i0IMSH 2RI
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Appendix. RNA XX &2 7|1g 2AE

H 8. ZLHQ| RNA X|=H| HI&Z 71Y

B, 22 X 2IRE | 712 ojo|z =
Aptarion " i I o 2E2E A QUM EHA| 27}
Biotech Series B(23.08) | HISH AON-D21 | 55 RISMEIZS B ANA C5a oAt 24t
Aloy aptamer ad 2d DE
Therapeutios Series D(22.10) | 4,200t K2 | OB Z=MZA Bt ASO oA
Arthex Biotech | Series B(23.05) |4,2002t & | Y 013YS 130OM1
(2309) 42009 82 | ATCOT | 5500 (oo osy " | anti-miRNA | miR-23b R/2a8(0M1)
Ascidian =34 01393 280M2) sowoM) |
. Series A(23.11 alg= -
Therapedtics sA@3.11) | 40002 &2 | ACDN-01 | AEVIRES :(Tiﬁnzxo” ABCA QN 1/24 us
AusperBio Series B(24.12 =t - =
Basking 2410 |730REH (MBS |9 BEE ASO HBY QIADLA CN
Biosciences | Sones Al401) 15,5002 2 | BB-051 ¢ of2d =53 ANA VWF QUAF DA}
Causeway i plamer R >
S Series A3.10) | 8750t ec TenoMR ks anti-miRNA | miR-29a QU 24
U e CardoMiR_ | 422 ant-miANA | mR-29 | H oo
. HIZZH(18.08) | 20008t =3 | B L EUHEY 1/2B/3%, RNA
Therapeut 3 0002t 23 | BT200 see=E
rapeutics S0 S aptamer VWF U 24 us
JCXH-105 | CHZLE srRNA vzZv OJAf DAf
Immorna Series B(24.02) | 19 €2 - 3l 5 =<
(24.02) | 191 & JOXH-211 | Tl Eey SrRNA IL-12 QUM /244 CN
- JOXH-212 | 39t el SrRNA ol 144
) Series A(20.09 oF IHe. - 27 TS 7,
Therapeutics (20.09) |2,3002 M2E | MTL-CEBPA Xt J—;i%r saRNA CEBPA Zm:ﬁéi@%? GB
= o k=)
panCARTM | BAIZ O Xp7 @it SIberze)
Orana . Series B(22.08 291 21002t | program BAII Ot ZOF oRNA CD19 FQJAl
Therapeutics =2 STEMTM ZAMFSTE us
program | HEIRZHIE oRNA | HBB e
Skyhawk of SKy-0515 | SZEHE RNA
Thy | SeriesB@1.0g) | | 33008 splicingmod | 11 ol 144
erapeutics =y ChA ZAE us
SKY-1214 Eo =TS, RNA EA
HISAIZI JEE splicing mod NCL/FANCI | X2k
SBO10 Al AN
st 4], St COPD DNAz -
B'erna. Serios AQ1 0T) | 22008t 92 [5B0T] S u: yme | GATA-3 &t2abt
iologicals e t=T] M2y DNAzyme | GATA-3 QAaA} DE
s SB012 A e DNAzyme | GATA-3 QA AAl
. S i SAME= O
Therapeutics | >0 A@2.11) 197002t 2= | STX-001 S5, 4359 7YY srANA IL-12 AUYT/24 Us
Biorchestra Series C(22.02) | 5459 A BMD-001 U=5H0|HY ASO miRNA-48 bS[eIPNS
Curigin Series A(19.12) | 559} ¢ = l > | FHS "
: o= CA102 e ShRNA mTOR/STAT3 | 4 KR
EnhancedBio | Series C(22.08) | 12521 & isi 2 —=°
o & Cavisiran HPV 23 2 SiRNA HPV16 EG/E7 | EQAt KR
] LEM-S401 | H|THEH L Z=20|= SiRNA CTGF LA} 1A}
emonex Series C(21. i 2 - —= <
s C(21.04) | 1659 & LEM-mR203 | 221419 mRNA OlAF 1A} KR
LEM-5403 | 08 SIRNA IDO1 TQIAL
Neornat Series A(22.03) | 279 & NRT-
209 |79 8 ksv.oom | HEE SiRNA ﬁ:\:?,iim/ Y KR
Rznomics Pre-1PO(24.09 o 2| |
(24.09) | 203 ¥ RZ-001 bz el Ribozyme | TERT QUL 144 KR
Sovargen Series B(20.09) | 3509 & SVG108 HAE =S ASO BRAF 2y 2¢
SVG-105 mTOR 22 gt ASO mTOR QA KR

A= ZE AL DIHOIASH 2IMRIE]
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S|At E|7 mojZael | M3E REREE B A= QUak EHA| H|2 =7t
Amvuttra ATTR Of220|=EX(PN/CM) |siRNA | TTR GalNAc FDA &9I
Anviam Ny g | Qs o SRNA | AT GaNAc  |FDAZ9  |w/SanofiLO. |US
Pharmaceuticals (fitusiran)
Cemdisiran | 2&| 07K 2t siRNA | C5 GalNAc QA 34 w/ Regeneron
Arbutus ABUSUS |Imdusian | Bk BEZI% SRNA | HBsAg GalNAC | iAs 24 us
Biopharma
) 7IEN ZZ20|32HE(FCS), . FDA &AL PDUFA date
Plozasiran 55 IEMXUHEGHTG) siRNA | APOC3 GalNAc ouy 34 11/18(FCS)
é;zx*;zﬂtieals ARWRUS | Fazirsran | 2IN-SIERIA 2 SRNA |SERPINAT  |GalNAc | Q434 | w/Tokeda Us
Olpasiran 1 Lpla) 3 58885 siRNA | Lp(a) GalNAc QAL 34 w/ Amgen L.O.
Zodasiran OMRIERHS siRNA | APOC3 GalNAc QAN 24
N Del—zota FANE 20|1HUE siRNA | Exon44 AOC QUM /24
é;g:lnces RNA US Del-desiran | Z271&4 0|FAYS 1H siRNA | DMPK AOC QA 1/24¢ us
Del-brax QHHZAZI R J0|YYS siRNA DUX4 AQC QA 1/24
Ez;'gma BNTCUS | BB-301 e BES S ddRNAI | PABPNT AAV QA b/2a% us
BNT162b2 | ZZLH9 mRNA | SARS-CoV-2 | LNP FDA &¢I w/ Pfizer, Fosun
BNT111 Tl ot SME mRBRNA | Immunostim | Lipoplex | &4k 244
BioNTech BNTX US === - oo == DE
BNT113 HPV16+ FZ8 mRNA | Immunostim | Lipoplex | &4} 244
BNT116 1Rt X2 HIAMZHRE mRNA | Immunostim | Lipoplex | &AF 24
CV0601/
TZLH9 mRNA | SARS-CoV-2 | LNP QAN 24f GSK L.O.
CureVac CVACUS |CV0701 o W/ DE
CVGBM WEMES mRNA | TAA LNP QA 14
Tryngolza JEN Z20|32HS ASO APOC3 GalNAc FDA £9I
; 20|
Wainua ATTR OIUZ0[=Z(PN/CM) |ASO | TTR Ganac | DA BEPNY s sirazeneca
lonis (eplontersen) e 3H(CM)
Pharmaceuticals IONS US Donidalorsen | R84 LS ASO PKK GalNAc FDA &AL PDUFA date 8/21 us
Pelacarsen | Lp(a) &2 AEEEt ASO Lp(a) GalNAc QA 34 w/ Novartis L.O.
Zilganersen | QAT ASO GFAP Intrathecal | 4 34
Mod MENA US mRNA-1283 | Z2L419 mRNA | SARS-CoV-2 | LNP FDA AAt PDUFA date 5/31 US
oderna
mRNA-1083 | Z2LH19 L =2 =5t mRBNA | Immunostim | LNP FDA XiE
SRP-1001 | QIHZAZIIRIE J0|FYE 13 |siRNA | DUX4 TRiM Qe1/24
Sarepta SRPTUS SRP-1002 EdM HHRE siRNA MMP7 TRIM QA /24t w/ Arrowhead L.1. Us
Therapeutics SRP-1003 | 2712 0|FYZ 13 SiRNA | DMPK TRIM QAR /24k | (TRIM™)
SRP-1004 HeAly 2SHES 2¥ siRNA | ATXN2 TRIM QUAM /24
Silence SINUS Zerlasiran AlEnEE siRNA | Lp(a) GalNAc QA 244 B
Therapeutics Divesiran NSRS ST siRNA | TMPRSS6 GalNAc Qe 14
WVE-006 Um-1 SEM AHS Editing | SERPINA1 - U w/GSK us
WAVE VWEUS WVE-007 |2t siRNA INHBE GalNAc U 14
Life Sciences WVE-N531 | SARIE 20|FUE Splicing | Exon 53 - QAL DA
WVE-003 | SIREE Silencing | mHTT - Qs 24
Bionia 064550 KQ | SRN-001 EdN HIMR3IS siRNA SAMIRNA | 2l&1asf KR
Olipass 244460 KQ | OLP-1002 H|OlRMY ZIEX| PNA SCNOA OPNA QA 1Y KR
OLX101A HIthEH siRNA | CTGF GalNAc QU 24
Olix 0OLX104C e siRNA | AR GalNAc U 14
226950 KQ - _ KR
Pharmaceuticals OLX301A | 7id Y &4 uty SiRNA GalNAc QA 1A
OLX702A MASH/H|2t siRNA GalNAc QUM 14 w/ Eli Lilly L.O.

A= ZE AL DIHOIASH 2IMRIE]
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2025.4.30

(HH2F =)

7|¢d Alnylam Sarepta lonis Avidity Arrowhead Wave Life Sciences
Ticker ALNY US SRPT US IONS US RNA US ARWR US WVE US
AZIEH 31,477 5,772 4,626 3,688 1,786 1,042

o= 1,828 1,243 788 10 241 113

A1 -282 -268 -354 -236 -205 -68

EBITDA -190 -236 -328 -233 =191 -61

«0[9] -440 -b36 -366 -189 -205 -58

EPS(Z2Y) -3.66 -3.09 -3.45 -2.91 -1.92 -0.54
2023

PER(HH)

PBR(HH) 10.5 18.9 14 10.6 15.2

ROE(%) -86.2 -76.3 -35.0 -61.3

EV/EBITDA(HH)

PSR(HH) 131 72 92 69.1 11.9 47

U=l 2,248 1,902 705 1" 4 108

Fo(Y =177 218 =475 -379 -601 -110

EBITDA =131 258 -452 -376 -586 -103

=019 -278 235 -454 =322 -599 -97

EPS(E2) -2.16 2.4 -3.02 -2.89 -5.00 -0.70
2024

PER(HH) 50.5

PBR(HH) 4535 77 94 24 13.0 9.0

ROE(%) 19.7 -93.1 -335 -262.5 -77.9

EV/EBITDA(HH) 40.5

PSR(HH) 13.4 6.1 7.4 297.8 653.4 15.8

L= 2,857 3,070 653 13 283 69

A0l -64 613 -473 -528 -359 -176

EBITDA 137 715 -560 =511 -384 -192

0[] 90 756 -484 -506 -384 -163

EPS(E2i) 0.86 7.37 -3.07 -3.82 -2.48 -0.98
2025F

PER(HH) 282.7 8.1

PBR(tH) 138.0 2.3 98.0 6.3 7.0

ROE(%) -77.0 25.1 -120.3 -43.9 -602.7 -72.3

EV/EBITDA(HH) 237.1 85

PSR(HH) 1.0 1.9 7.1 281.2 6.3 15.1

A= SEHI, DIZHNNSH 2 MXIHE
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J 237690 - F2H/HI0|Q
MIRAE ASSET
N I}
OIAEIR

207l= CDM

1Q25 OHEY 52421 21(+1.3% YoY), YOI 1021#(-46.8% YoY)

Equity Research
2025.4.30 HIAE[E 1025 IHEAULS 52424(+1.3% YoY), 0| 1024¥(-46.8% YoY)O|

C}. DHEAFAMA 6079 ) X FHO[ARIHMMA 4194) 2 HUMAS 5t3

it O A | 1.3% =7}61% M =7| CHH| SL7HedH] 5
T oj& ULt OHES2 ME UiH| 1.3% 37(ICL, ME 7| HH| H70EH| 543, At
WZ22X|7|2 924R0| Z7I51H, FA| D7t 11999 S718ict ®Md 57| |
CEES O v 110,000 =715 TEH|Z G102 I8l ZIABHLE
BRI H25/4/29) 78,200 - _
22|7 CDMO M2 3762§(+8.9% YoY)O=2 TX|HS X|2H| 26421 Sio
A1 40.7% o XZA| 6124, MHAIR44E 23290 HEECt 22|1 &S HA S
HIZQ| 71.7%%00], AlRistel 22|10l & HIES MA 22|17 HE9| 86.4%
SO LA w0 QO MEXISEE COMO ME2 1192102 M &7| | 73.6% AR,
012(25F Aot _
Corsors It Ol DERCE0} 28 £57 X2 S0| 2AM| B0 MEXZH
EPS SZBQ5.%) &2 ADIEZ A2 HIEUS 6AUYO[CH CRO AFBIAIS] A% Z712 187] gYare
MKT EPS MZZ(25F, %) 26.3 AC|Of
P/E(25F x) M2 A ALY,
MKT P/E(25F x) 9.3 ° == k)
KOSDAQ 726.46 EXtoJA I |X|, SEFII 11202 3ISH7|E 120t)
AZHE(Rlol2) 1576 20254 DHEAHS 3.0872AYU(+12.8% YoY), FA0[2 4012Y(+44.9% YoY)Q 2
LA 20 MUSHTE 127] FHX| OiH] Z2 F0(eoz 263 HHO0|Y 438H9 S 401Y
XAl oo
FEFAIEH 608 Yoz SRERMAUL SEIJI= 71ED SUs DCF HAIS 0j2(25-314 XX
9|29l HRHIF(%) 58 E= >
HIEK(12M) LZi4olE 0.90 X)SIUCH, WACC 8.7% (R +2E 3.6%, AIHAHZ2(0Y 5.3%), 74
52% Z[N7HE) 67,300 ME 3%E E.g; b 2E SEFI= 1108HH0]0 HAEEE2 S4X PER 4181 A
527 HKE) 117,000 WSO, O AEIHC 17 Ht PER 78HIS talot QUCK
(%) ™M 6M 12M _ - =
- ce 4 190 NS 22|17 150| S7t6H0 O150| OHYSIEIT QICis HIH 2211 $33H0|
Atttz 08 -154 53 Z7Jfol QCh= F0| 2XHE0| IOIELCL 2654 1827|71K| 7,8668 &9 =7}
P FIEICE B & $7300] 1.4% HARSS ZoloIR 127] SR T 4
2AE|H KOSDAQ
150 30| 57.1%7t £ ZI0|C}, SIX) £FX = 22|70 3,266, mRNA 32
120
e ol9l, MEXIEEIE 30522I0\Ct E3t RNA XA AIS 20304 3669 =i}
o A daet Aoz ™AL T U0 RNA X|ZXH CDMOS| &7|Hol MAM 4 =
o Yo o g2 o= meEr
(224 Hjo| Q] ZA7] (129) 2023 2024 2025F 2026F 2027F
B & (M) 285 274 309 361 428
”i‘*‘ R %010[9] (Aof) % 28 40 63 81
minwa.seo@miraeasset.com %ﬁm‘l{% (%) 119 102 129 175 ’]89
2019 (Mg 20 35 38 (5%} 58
EPS (&) 1,041 1,780 1,896 2,640 2,879
ROE (%) 54 7.8 7.4 9.6 9.7
P/E (HH) 65.1 50.0 41.2 29.6 27.2
P/B (tH) 3.3 3.6 3.0 27 25
HiE2UE (%) 0.7 0.6 0.6 0.6 0.6
Z: K-IFRS 9Z 7|&, =022 XHiIFF A 019

Riz: OJAE[E, ORHOINSH MRIME]
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(2194, %, %p)

1024 4Q24 1025P o828
x| TN A YoY QoQ
L= 517 1,157 524 607 1.3 -54.7
%01y 19 228 10 a1 168 956
FYHo|AE 3.6 19.7 1.9 6.7 -1.7 -17.8
MIT012 75 194 8 46 -89.5 -95.9
#0[9f 62 129 7 54 -89.2 -04.8
X DO ENAIE]
E 12, OAEE 4K 23 (o120
1024 2Q24 3024 4024 1Q25P 2Q25F 3Q25F 4Q25F 2023 2024  2025F 2026F
oty 517 446 617 1157| 524 619 692 1252 2850 2738 3087 3,608
Yoy 21% -228% 103% 41%| 13% 388% 122%  82%| 143% -39% 128% 169%
Aof flRolfE | HEXSES a6 88 109| 11 52 04 81| 217 257 298 388
CDMO 221 345 238 356 822 375 397 409 946 1,696 1,761 2,127 2,552
%el0[e] 19 @) e 28| 10 34 69 288 3% 277 401 630
YoY -49.3% B -86% 58%| —46.5% 2K 135%  265%| 87.7% -174% 44.9% 57.1%
g7}40[2l 54 9 137 124 7 38 75 241 175 325 362 443
Yoy 878% -254% 307.8% 236%| ~871% 3238% -449% 937%| 00% 853% 115% 224%
Xi: OIAETH, ORIOEH SNAE
72 65. GIAEIE A 0]
18 HEAL) —— HRUOIUER)
1,400 1 25%
20%
1,200 15%
1,000 10%
5%
800 0%
600 5%
-10%
400 -15%
200 ~20%
-25%
0 R s e -30%
1Q21 3021 1Q22 3022 1023 3023 1Q24 3024 1Q25P
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72 66. 22|1532|E0|E CDMO IiE 0| 18 67. HU2leekE CDMO iE 0]
() m— ARIBH(L) AMHAL) ——YoY(R) (e Mg APIL) ——YoY(R)
- 900% 300 . 80%
1 800%
1 60%
1 700% 250 °
i 0
1 600% 200 40%
1 500% 20%
1 400% 150
| 300% 10%
1 200% 100 1 ~20%
1 100%
50 ] _
1 0% 40%
-100% 0 -60%
O D ) | O £ | ) )
PSSR S AR A S R SRS
A= oIAEE, O2HoAISH 2ARIME A2: o AEE, OIS 2ARIMIE]
13 68. 3H[R 7t IjE MY 33 69. AMEIXt HZE IfE MY
(et r2i) (et r2i)
3,500 3.163 6,000 .
3,000 2,833 5.000 '
2,520 ’ 4,398
2,500
2,165 4,000 3,594
2,000
1,684 3,000 2.696
1,500 1.143 2,016
2,000
1,000 754 1,396
970
500 | 385 1,000 558
1 12 o
0 ~= 0. B . 8.80.8. 8.8, 0 - - - - - - - - ;
2021 2023 2025F  2027F  2029F 2022 2024 2026F 2028F 2030F
Xt2: EvaluatePharma, O[04I 2| MX|AIE Xt2: EvaluatePharma, O2{0IAIS3 2IMXIME
= 70. 2to|8l2 H7F IS Mt J8 71. ERISX} 7t IS MY
[CllLIR=r)] (CLIIR=FZ)]
1,600 900
1,400 812
1,400 800
1,186
1,200 700 640
970 600
1,000
500 450
800 696
400
600
472 300 261
400
262 200 o
200 48 100 : 45
0 - - - - - - ; 0 - - - - - - ;
2024 2025F 2026F 2027F 2028F 2029F 2030F 2024 2025F 2026F 2027F 2028F 2029F 2030F

Xt EvaluatePharma, O2{0fAISH

2MRIE

Xt2: EvaluatePharma, 021011415

SIMRRIE
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a8 72. fAEE S| 1RSYE0E 5 Y I AI71EY 0]

el ®)

A7 FUR) —— ATHEAU(L) e
3,000 - 160
$138mn
2,500 | $128mn 1140
1120
2,000 | 100
1,500 omn | g9
1,000 60
40
500 |
$12mn 20
0 s s ' ' ' ' ' Jo
2017 2018 2019 2020 2021 2022 2023 2024 2025
X2 O AEE, 2247, RA0ASH 2IMAME
T 13. GAEIE 22|10 &F Ojo|Zatol(YULy
THELAL H25 AR
S2LHIMA S ysl
S2EHOINB HAYDYIES Aeiat
SEUHI0|QEIC MDS/MF/AML AfoAs}
=S=YH|0|QED A et St
SZHHI0|QED RULEHRES PDUFA date 82 21
=SZHAA SUHE QUat 34
SE=HMUAE 2 BY 7 QU 34
Z24H0|ED IS o 24
EEEWING oty B 71 QU 244
SRLHOAG getery Ut 24
S2HHNG orY B 24 o 24
X2 O AEE, OZ{OINSE 2l MXIME
I 14. IAEIES SHFI} A (Mofe)
kx|
O AE|ZC| FA7IR|(A=B+C) 20,719
FCFFO| &4R171X(2) SHB) 2,288
= NI W (O3] 18,431
2XUSD) 620
FRIIRI(E=A-D) 20,099
WA (F, HF) 18,809
HEFIHG=E/F, &) 106,858
SHFIKE) 110,000

Az DHOINSH MRS =
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H 15. S OLHX|EH CDMO =+ 3ig

2025.4.30

(M USD, ™ CHF)

SFUX} =Y S== ZHIS3} SFEEM
2017.11 2020.12 EELEERA) usb 11,800
2019.03 2020.03 SUASIZ(GY) usD 7,838
2019.11 2020.05 SWAHSIEEA) usD 3,370
2019.11 2020.12 AEUEEEY) usb 4,609
2020.04 2021.12 RHH (24 usD 5,741
2020.05 2020.12 BHZIEQA) usD 3448
2020.09 2022.03 TX|ES(PPQ) usb 38,737
2020.12 2023.08 RIH|(24h) CHF 7,009
2020.12 2023.08 B&ZI(2A) usD 18,474
2021.01 2022.11 EWAHGIEEA usD 9,905
2021.01 2022.12 SHIHA(2A) CHF 5516
2021.03 2023.06 AU EY) usb 9,555
2021.05 2021.07 SYEHHE(PPQ) CHF 21,120
2021.09 2022.06 SAHA(PPQ) usD 15,348
2021.12 2023.09 SUASIEEY) usD 12,798
2022.03 2023.12 TIX[HS(AI5] usb 65,344
2022.05 2023.09 DHYBETIZ(24Y) CHF 4,090
2022.07 2023.12 Soror(atesh usb 5,710
2023.01 2023.09 SULSB(PPQ) usb 14,480
2023.02 2023.08 DHYBH7IA(GY) usD 7,770
2023.02 2023.12 SHOHOK(AIS} X LT) usD 8,570
2023.03 2023.01 e e S P pu ot usb 9,000
2023.03 2024.06 SEIHM(Q2A) CHF 3,470
2023.03 2024.12 TRES(AED usD 48528
2023.05 2024.12 Soror(atesh usb 8,565
2023.05 2024.12 SHHON(ARAS]) usD 8,565
2023.06 2025.12 SHHN(AAS]) usD 18,691
2024.06 2024.12 SUASIE usb 3,108
2024.06 2024.12 158 Z2=0|32ES usb 4,500
2024.06 2024.12 SN EHEE usb 1,687
2024.07 3719 Aot usD 10,140
2024.08 2025.12 Soror(atelsh usb 27,758
2024.08 2025.12 Saror(atesh usb 7971
2024.08 2025.12 TRES(ARIEN usD 63,263
2024.11 2025.06 INESINEIEESCIN) usD 19,288

K= I AEE, DI2HOASH 2| AXIHIE
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Ofl et ZTEEOIAILN (29) Ofled THFHERE (22)
(Alote) 2024 2025F  2026F  2027F  (Moi®) 2024~ 2025F  2026F  2027F
E] 274 309 361 428 QEXM 330 446 522 561
TEXT 178 200 233 274 E2 Y SHIER 63 210 242 228
IH=Z0]2 9% 109 128 1564  OHERHE 2 7|EfREH 69 75 88 105
THH| QF2talH| 68 69 65 73 RTARE 127 137 163 193
=HA0|9 28 40 63 81  JEFRSK n 24 29 35
Feio|of 28 40 63 81  HIRSXMt 392 369 352 338
LEEES 15 7 1 -9 BAIYERS 0 0 0 0
Zg20| -3 -19 -16 -10 QS 336 313 294 276
A7 |BS TR 0 0 0 0 SRR 17 15 14 14
MEASA 43 47 64 72 KMEAH 722 816 874 898
HEAIEHOIMHIE 10 10 12 16 RSE 133 168 180 153
AEAH01Y 32 37 51 56 OHAHT & 7|EfRHT 32 35 41 49
STAIH0(Y 0 0 0 0 TIZSA 73 103 104 62
27201 32 37 51 56 7EIRSEA 28 30 35 42
PNLIES=S 35 38 53 58  HISSE 86 118 122 128
BIX |2 -2 -1 -2 -2 1288 62 92 92 2
ET20|Y 32 37 51 56  7|EHIRSRA 24 26 30 36
INLIE=S 34 38 53 58 BEH 219 286 303 281
BIX[HHZZ -2 -1 -1 -1 XEiEFEX2 503 531 574 622
EBITDA 53 64 84 9 X2z 10 10 10 10
FCF 27 70 64 b4 XEQ0E 316 316 316 316
EBITDA OFXIE (%) 19.3 207 23.3 231 o|YYnz 159 188 231 279
YAOIUZ (%) 102 12.9 175 189  HIXHiEZX|E 0 -1 -3 -5
RHiFEZHE &0|UE (%) 12.8 12.3 14.7 13.6 XIS 503 530 571 617
o4 SHSSEX (2 0l FZ7kx] Y valuation (22F)
(o) 2024  2025F  2026F  2027F 2024  2025F  2026F  2027F
goistzoR oIt $Z5EE 109 70 64 54 P/E() 50.0 a2 29.6 2722
712019 32 37 51 56  P/CF() 223 175 156 15.8
B2 418712 45 53 49 43 PB®X 36 30 27 2.5
QERIALT AIZH| 25 23 20 17 EV/EBITDA (x) 34.8 24.2 18.1 14.9
DR 1 1 1 1 EPS(®) 1780 189% 2640 2879
7|Et 19 29 28 25  CFPS(®) 3984 4465 5003 4,937
YUE ORISR RO HE 37 -10 -25 -30  BPS(Y) 24966 26360 28499 30,879
HEAA 2 7IERIREO| 2ME7h 53 -6 -13 -6 DPS (&) 500 500 500 500
WINPN S e CA) -13 -10 -25 =30 HiENE (%) 31.0 27.2 19.6 179
THURHR 2 7|EIRHRL] Z7HEA) -7 1 2 3 HiEAE (%) 06 0.6 06 06
HOIN| s -5 -10 -12 -16  UEASIIE (%) -39 12.8 16.9 186
ExjaisoR QI3 335 -87 20 25 26  EBITDAZ7IE (%) -5.8 20.1 310 187
QEXMHEFIS) -83 0 0 0 ZHIA|UZIIE (%) -174 449 57.1 29.0
SHEIMUMBT 0 0 0 0 EPSEZI (%) 71.0 6.5 39.2 9.1
NEH 2RI ZAETN 24 -2 -5 -6 OISAHE 318 (3)) 2.9 44 45 45
7 EtEAES -28 22 30 32 MR ETE (3) 2.2 2.3 2.4 24
HRe=oR 0I5 HISS -11 9 -57 -94  DHUAT SNE (3) 125 18.0 185 18.4
T |20 SIHZA) -75 60 0 -42  ROA (%) 46 48 6.1 6.3
xt2ol B7HZA) 0 0 0 0  ROE (%) 78 7.4 96 9.7
LS ieINE -9 -10 -10 -10  ROIC (%) 4.2 6.3 10.1 124
I EIHR S -17 -4 -47 42 HAHIE (%) 435 54.0 53.0 455
#320| 57} 13 146 32 14 QEHE (%) 2477 2662 2894  366.8
e 50 63 210 242 =RIAZ/RT IR (%) 12.3 -47 103 145
UEEE 63 210 242 228 AFYY0|Y/ZEHIS ) 36 1.0 1.3 1.9
X2 ALY, OIS 2IARIME
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EXOIAR]) =g
SHZFINGK) USD 236
SiZ71(25/4/29) USD 257.19
A0 -8.2%
LIAS Z3H(p) 17,461.32
EPS M&E(25F, %) =
P/E(25F,x) =
i 4-2E(%) 0.0
A7 IE(#USD) 33.46
A7IEH(=H) 48.15
AT 130.1

60 Ht 7AHS(HTUSD) 232.46

52 Z|K7KUSD) 143.95
527 %|17KUSD) 300.55
(%) ™ 6M 12M
HH=7t -42 97 745
SUEIt -60 -32 598

iy Atz
230
210
190
170
150
130
110

90

Lag B3

70 L L L L L
22.4 2210 23.4 2310 24.4 2410

(222 HIO|2H)
Mojgt

mihwa.seo@miraeasset.com

ALNY US - =22 HIO|QH! - 0=

ULIAZO CHSt SHS7t 236EE, FXI2H S8 |X|
B37t 236EH, FAH SES RAIRIT. 25H 38 FDA o
IZHE X=X BRERS 26E FHXIE EXO2 FFot
HEEL FHX|= 14.079 H2=, 710|HA(16~17.25
B ErE‘-1) EHHI 137 22.6% RCt.

OIEZ0|EY d2EE A=A Y d=io| et @7t AT THoh| 20|
24 FDA 5712 &2 Oj= ESIX[H0|29| Of:'EfDIEIéQFQI 0| 2ot £
of Y H339 0f0|2UA9] H0[+0t2] et 3¢ Zutvt 2026 EE OO
Ct. SIXIZH WRERt= ATTR OFR20|E4 MEEE & 288 & 250 ¢
U2 7ot XzNZ 2 ZAMS 7HEC Dbk, Ot 2f0|C AL HEH XY
S0{L= ZET =RIEHE Y0 et @271 HOoHE A2z 22l

27 HIARE 16~17.269 22HE 42[ol= IE Ed0| &710|Ct 16~17.259 &
2= 248 HA| OtEZ0|EF XI=H| UiE THH| 2 36% S7tet +AIH F7t= A

IO, o0IRls HRES}L M HO|E7F LURE Al
o= EEOIH

ol

=7t
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|:|EE_|- ArH §_|- 7||:|-|7I-° |_
7K BAX 30| LQ

OII

) AITHE XEH WREZ} 57H3E 209), 2) €Y
X|=H ﬁﬂlgalof 517H3¥ 28%), 3) PHIBY HiO|ZA Y X=X ELEBSIRAN
OlAb 24 ZAUK20Q25), 4) L=5I0|H X|ZH Mivelsiran Y4 1bat AL} b)
CEI\/IDISIRAN SSFES YA 34 Zut LHO|C

23t MO|Z2fI0)| CHEE 274K ZHIHS BHOLE, Qla Zut YWH| st 2HEH

U=x5l0|H X|Z2H Mivelsirans 2{2H20|Lt HIHEE

2RI0|Ct U=5I0|H e ME Al, Y=50[0 ZetEt 2 M

NE 7tsM0| =O01X|7| MZO|C. YA 1bAe =7| TA At
gl OlA =]

= -
71 ofLt SEXQI At I Ay 24 JHAIO CHEH M2F UH A

el

30
fol
—o,ﬂ
Il
am
gh

I
_O'L

7O J|tiECt. Sixf x50/ X|ZH MivelsiranOf CHEH QA MISES
30%= BtHolL! UM, QA 24 ZIY Al e 7tsottt.
27| (128) 2023 2024 2025F 2026F 2027F
0HE2 (USD) 18 22 25 28 36
Y012} (AUSD) -3 -2 0 2 8
HHO|2UE (%) -16.7 -9.1 0.0 7.1 222
0|2 (AQUSD) -4 -3 -1 1 6
EPS (USD) -3.52 -2.18 -0.64 0.92 458
ROE (%) 2324 362.3 -56.2 -55.6 -165.9
P/E (tH) - - = 280.2 56.1
P/B (HH) - 4535 146.8 - -

F: GAAP 7IE, =0(92 X|HHFF Fi% =0(9
NE: B, DIASH 2IMXIE
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1. ATTR 23S x=H HFEL} 517t

3% 202, ULIAZO| ATTR AZHE XA BLES FDA 51712 T 0|24 &
SERL OFUR0ISY MZHS U MTBE B4 DE0) SAULS QU XI2AH 3L
Ch. OIZI20|ES BRI &, Wt 22 R 2olo| 30| SHHEE Ty HFBB0I
SETY, BSS UOU 4 U= HIYS BHS HOILL ATIR 4SS USY 25
5 9 4EHS YO7ICh QK OIUR0|SY NZYS #A +£ 25,000~30,0002
2 FYACL RHY Y HIQHY 0|AR0|SS BN HIYZOR XIFS BT Y2
SR 308K 01MO2, ST 104 01 2 AIFOR EO| Jhsaict
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H 16. YFE2} ZYAE AY g

%= BA IEL{Ab X35 Y EHA|

HESH| BESIX[H0| I} ATTR-CM FDAG{7}
HREa EREE AT ATTR-CM FDABI7}
2lI0]5=0¢F 0t0[L|A OfAERH|H7} ATTR-CM AN 34
ALXN2220 OFAEREH|H|7H w2 ATTR-CM QA 3AH
NTLA-2001 QIEt2|0f E2HFEIA EIRIES ATTR-CM, ATTR-PN QA 34

Ttz 2t AL OFEROI0IETTL, OIS SNRIHE]

a8 73. Y%= A 71 Hlu

Small
oligomers

e

Folded Misfolded
monomers amyloidgenic Amorphous

TTR mRNA monomers aggregates Amyloid

fibrils
Block Protein Stabilize

~ Synthesis Tetramer Remove Fibrils

- Patisiran* - Difiisinal= - NI0O6/ALXN2220
- Eplontersen ~Acoramidis - PRX004/NNC6019

- Inotersen

.

A2 LAY, DI2HASHE SMXINE

13 74. OILZ0|=Y HZEFT XK= M= 0] X MY

(CLs =) Amvuttra = Vyndagel =Wainua = Attruby
12,000 -

10,000 | r— = B .
8,000 |
6,000 | I l
4,000 |
2,000 | I I

0 . .

2022 2023 2024 2025F  2026F  2027F  2028F  2029F  2030F

Az O|YZOOIELIDt, DIHOIMSH 2IMRIE
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= ¥ o
%3 75. ATTR OtZZ0|EF X|2H| HFE:} J3 76. =7+ 8 HRE=} Y AP
71336 Im:l.1
[vutnsnam injection
Japan European Union United Kingdom
expected Q2 2025 expected Q3 2025 expected Q3 2025
injecion by
For Subouanace® T
rs:cllhc R Professicnal Oy
\ Do nol 158 i
i seal {s brokef .=
- R Brazil Canada Additional countries
e expected Q4 2025 expected Q4 2025 expected 2026-2027

Riz: LI, OO 2MRIME]

18l 77. 2H25 2% DHIES 2[5 =H|

R YUY, DRAOIEH 2AMTHIE

Approval

1H 2025

2H 2025

Launch
Momentum

Optimizing access pathways at ~170 priority health systems

Treatment site expansion (2x increase since Q4'24, achieving ~2,000 sites?)
I Continued payer engagements (e.g., VBA expansion into ATTR-CM)

I Health systems formulary approval (via Pharmacy & Therapeutics Committees)

NE: BLLE, DIHOASH 2IAXIHIE

g 78. HZEY ATIR OfRZ0|E

5 X=X HREe| =YY

1''200-300K patlents globauy1 ‘ hif

TRTRTRTRIRH Ul \"J‘H i I Ny H Il
H \‘ | \| \‘ | \\ H \‘ \\\i\““ ‘HH‘ ‘

| ‘u‘m M u‘f ‘
I \“‘M‘”

Treated ) \ ) H I h \\ \‘j‘“__'

[ RespongingoTx (]

~80%

ATTR-CM patients
untreated globally’

~75%

Patients have partial or
no response to current
treatment, per HCPs?

- Diagnostic rates rapidly

improving

Analogues suggest
competition accelerates
category growth

» HCPs prioritize impact

on mortality, CV events
and functional capacity?

+ Looking for better

symptomatic and QoL
impact, and greater
impact on disease
progression?

A2 LAY, DI2HASHE SMXINE
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=] o =
a3 79. YRERL| OHUZ0|SY MTHE A4 34 Hut
Monotherapy Population
339, 100 Time to First CV Event or All Cause Mortality’ 1004 Time to All-Cause Mortality' 35%
o reduction in
reduction in # o #
primary I £ o0 secondary
- S a0 3 endpoint of
composite of g 2 all-cause
2 -
aII_-cause & 7o 3 804 . mortalit
mortality and © H * y
recurrent CV & 601 § -
events § 5o~ Pacee ——— Vutrisiran "”"-._. g | — Placsbo ——— Vutrisiran
§ Primary analysis?: HR=0.872 (05% CI: 0.487. 0.820), p-value=0.0182 l‘.“h_ 3‘ Cox model HR*=0.855 (05% ClI: 0.440. 0.973)
= a0 Time-to-first™: HR=0.644 (95% Cl: 0.479, 0.887), p-value=0.0043 - g0 Loarank test pvalue=0 0454 Y
— T T—T 7T T T T T T T 7T —T—T—T T T 7T T T T T T T T
0 3 6 9 12 15 18 21 24 27 30 33 36 39 0 3 6 9 12 15 18 21 24 27 30 33 36 39 42 45
Follow-Up Time (Months) + censored Follow-Up Time (Months) + censored
Tafamidis Subgroup
299 41%
. .u 1004 =, Time to First CV Event or All-Cause Mortality’ 100 Time to All-Cause Mortality! reduction in
=
reduc::;naln s . secondary
primary < o4 - Dt endpoint of
composite of K 2 o
all-cause § 80 £ all-cause
- o i
mortality and 3 3 oy mortality
© 70 2
recurrent CV ¢ £ o0 H
events E 60~ = Placebo —— Vutrisiran B, "'...|.|,,‘ g —+=— Placebo —— Vutrisiran
i Primary analysis®: HR=0.785 (85% Cl: 0.511. 1.207). p-value=0.2701 T Caox model HR*=0.588 (25% CI: 0.320, 1.081)
w 54 Time-to-first®: HR=0.834 (95% Ci: 0.566. 1.230). p-value=0.4442 < 70 Log-rank test p-value=0.0083
0 3 6 9 12 15 18 21 24 27 30 33 3 39 R I A
Fallow-Up Time (Months) + censored Follow-Up Time (Months) + censored

A= BLLY, DIZHINSH 2 MXIHE
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13 80. FUIS2|0f A 3 LIl

2025.4.30

2. ¥ X=X FL|S20t 517}

FLS2(0KQfitlia)= Factor 8 F= 9 OU: O ALg K201 0| AS 753 A
& T BY LY 2M2 SOUNYUCL A/B BRBS S2] MHH0IN BY K45
5% WO B ST 50| ANE0] BTS FHY B U KO FBS U0
2 ST Oy 5SS QUL A/B BLBS 22t Factor 87 Factor 9 ZHO2 9!
Bl YMBIE. 012 Qlo ESYI 440 REHXIT B A0 T UOILIK| L
FIS2(0te 02 AT HOILE HIO[Y I FAP

E TAHOIM H2 SEES UL AHK S SMH0
E80| 71% Q9etH LA(p<0.0001)3H1, AXK SM
HIW510] S0 73% ZA(p=0.0006)HLH.

|‘>
20
rr
foi
Rl
|0
oN
4o
-m
k=
M
it

71y S5 OMES(UYE 10% O4)2 Hio[2A ZY, HIQIFY, Mz ZEOIRAC 7|
=g/0F &2l 3.:.*771| FDAE Siemens Healthineers® INNOVANCE® SEZHI ZAIZS
TIE2/0t2 FX| £ St Y dAZ SOIIC RIOE2(0t= THE ojEA 29y

| A
A= M=% I%§ A= MFE OO0,

HelH0M= LS00 et A S22 flet Mg HE S0IH, S30AMs
20254 5tEt7| 5210 ZFEH.

o

ATLAS-INH

™ o

ATLAS-PPX

ATLAS-A/B

ALN-AT3SC-003 (N=54) ALN-AT3SC-004 (N=120) ALN-AT3SC-009 (N=80)
Patients with Hem A or B aged =12 years + Patients with Hem A or B aged =12 years = Patients with Hem A or B aged =12 years
With inhibitors Without inhibitors «  With or without inhibitors
Fitusiran 80mg QM Fitusiran 80mg QM = Fitusiran 80mg QM

Bleed managed by BPA on-demand

Bleed managed by factor on-demand Compared with factor / BPA prophylaxis

Az AteLi(22.07), D205 H 2IMAIME
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Estimated ABR reduction: 89.2% Estimated ABR reduction: 89.9%
(95%CI; 79.3; 94.4) (p<0.0001) (95% CI; 84.1; 93.6) (p<0.0001)
30 30
25 25 21.8
. (Q1, 8.4; Q3, 41.0)
z 16.8
< 20 (Q1, 6.7: Q3, 23.5) o
P =
< 45 & 15
5 <
E 10 % 10
5 0.0 5 0.0
(Q1, 0.0; Q3, 1.7) (Q1, 0.0; Q3, 3.4)
1] e — 0 —
BPA on-demand Fitusiran 80mg Factor on-demand Fitusiran 80mg
(n=19) prophylaxis (n=38) (n=40) prophylaxis (n=79)

ATLAS-INH: fitusiran vs on-demand

bypassing agents: hem A or B with ATLAS-A/B: fitusiran vs on demand factor:

hem A or B without inhibitors?

inhibitors!
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(H2r =2y

O} =20 2

1024 2Q24 3024 4Q24 1Q25F 2Q25F 3Q25F 4Q25F 2024 2025F 2026F
o= 494 660 501 593 507 579 622 767 2,248 2,475 2,813
Product 365 411 420 451 384 444 473 541 1,647 1,842 2,049
Onpattro 69 77 50 56 71 79 52 58 252 260 268
Givlaari 58 62 7 65 60 64 73 66 256 263 271
Amvuttra 195 231 259 287 209 259 307 372 972 1,147 1,333
Oxlumo 43 41 40 44 44 42 41 45 167 172 177
Collaboration 119 227 57 107 88 98 108 175 510 469 493
Royalty 11 22 23 35 35 37 41 51 92 164 271
=7t 66 69 86 103 71 81 87 107 323 347 352
T 472 543 492 596 439 501 538 675 2,102 2,153 2,250
A0( -43 49 =77 -105 -3 -3 -3 -15 =177 =24 211
g7)&0[ -66 -17 -112 -84 9 =31 0 -82 -278 -16 0

YoY
o= 548%  107.0%  -33.3% 34.9% 26%  -12.2% 24.2% 29.3% 23.0% 10.1% 13.6%
Product 32.1% 34.4% 34.1% 30.2% 5.1% 8.1% 12.6% 20.0% 32.7% 11.8% 11.2%
Onpattro -325% -158% -387%  -29.0% 3.0% 3.0% 3.0% 3.0%| -28.8% 3.0% 3.0%
Givlaari 21.2% 7.1% 31.1% 9.0% 3.0% 3.0% 3.0% 2.5% 16.6% 2.9% 3.0%
Amvuttra 91.8% 74.8% 74.2% 63.4% 7.0% 12.0% 18.5% 30.0% 74.2% 18.0% 16.2%
Oxlumo 76.5% 69.3% 39.2% 33.3% 3.0% 3.0% 3.0% 2.5% 52.3% 2.9% 3.0%
Collaboration 2251% 3789.5%  -86.6% 40.0% | -256%  -57.0% 88.3% 63.7% -6.6% 10.0% 5.0%
Royalty 63.4% 210.9% 136.2% 108.2% 230.0% 66.0% 76.0% 43.0% 126.1% 10.0% 10.0%
=7t 20.2% -19.6% 1.9% 19.8% 7.6% 18.1% 1.4% 4.4% 4.2% 7.2% 1.5%
T 13.9% 17.1% 8.7% 39.1% -7.0% =-7.7% 9.4% 13.3% 19.6% 2.4% 4.5%
A0 N =¥l HH N X HH X N N X X
71201 N W HH N =xal X =rg) N X X X

Rz DRAOIAIET 2INRE 58

T3 84. 20254 7t0|HA

Total TTR Product Revenues (PN & CM)
(ONPATTRO, AMVUTTRA)

$1,600 to $1,725 million

« AMVUTTRA-CM approval and launch in

U.S. by FDA PDUFA date (March 23)

* AMVUTTRA-CM approval and launch in

Germany & Japan 2H 2025

Total Rare Product Revenues
(GIVLAARI, OXLUMO)

$450 to $525 million

Total Combined Net Product Revenues’

$2,050 to $2,250 million

Net Product Revenues Growth vs. 2024 at Reported
Fx Rates’

25%to 37%

+ Uses December 31, 2024 Fx rates

Net Product Revenues Growth vs. 2024 at constant
exchange rates (i.e., operational growth)?

26% to 39%

* Uses 2024 actual Fx rates

Net Revenues from Collaborations &
Royalties

$650 to $750 million

+ Achievement of $300M KARDIA-6

CVOT milestone with Roche

+ Fitusiran approval by FDA PDUFA date

(March 28)

Non-GAAP Combined R&D and SG&A
Expenses?

$2,100 to $2,200 million

Non-GAAP Operating Income?

Achieve profitability

A2 LAY, DI2HASHE SMXINE
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Ot EZ2OMN (22

Ol XHFYEHE (22)

2025.4.30

(2USD) 2024  2025F  2026F  2027F  (USD) 2024  2025F  2026F  2027F
ol 22 25 28 36 QKM 33 4 42 56
&7} 3 3 4 4 SIS MR 10 1 4 8
[ ES ] 19 22 24 32 N 4 5 7 8
THjH|QkRH| 21 22 23 24 THIRRA 1 1 1 2
Folo[e| -2 0 2 8 7 EtRSAH 18 24 30 38
H| g &0l -2 -1 0 0 HIRSKH 9 8 8 8
=829 0 0 0 0 EXRpA 0 0 0 0
A7 | YRRl 0 0 0 0 SR 7 7 7 7
7|EO|EIt -2 -1 0 0 SR 0 0 0 0
HOIMIR A T2=0(9 -4 -1 2 8 7 |EHH|QE XA 2 1 1 1
01| -1 0 0 2 RMEAH 42 49 50 65
271019 -3 -1 1 6 R 12 " 16 17
N Ea=s -3 -1 1 6 I RINIE 1 1 1 2
SN = 0 0 0 0 HI|XI= 0 10 15 15
7 |EfR S 1" 0 0 0
HIRSE 30 36 40 49
71288 10 10 10 10
Growth & Margins (%) 2024 2025F  2026F  2027F 7|EHHIRSEA 20 26 30 39
HEASIHE 222 13.6 12.0 286  HAEH 42 47 56 65
E50|2457t2 26.7 15.8 9.1 333  XHIFEFX|R(AZ 1 2 -7 -1
sl RIS -333  -100.0 - 3000 =32 0 0 0 0
#=0|95712 -250  -66.7 -200.0  500.0 Rp=loig 74 76 66 66
EPSZ7tE - - - 3994 0|2Uoi=z -73 -74 -73 -67
HEZ0[AUE 86.4 88.0 85.7 88.9 7|Et 0 0 0 0
g0z -9.1 0.0 7.1 222 H|XHHFFXI(HZ 0 0 0 0
g0/ -13.6 -4.0 36 16.7  XHEEAH| 1 2 -7 -1
Ol MZSER (22 Gil&r FEIEX] L valuation (22F)
(4UsD) 2024  2025F  2026F  2027F 2024  2025F  2026F  2027F
IS sFSE 0 0 1 5 P/E(HH) - - 2802 56.1
712012 -3 -1 1 6 P/S(H) 135 135 11.8 9.1
2T ARZH| 1 1 1 1 P/B(HN) 4535 1468 - -
7|Et 2 0 -1 -2 EV/EBITDA (tH) - 9722 1214 357
EXEs ass -1 -6 -6 -9 EPS(USD) -218  -0.64 0.92 458
- X2& X|Z(CAPEX) 0 -2 -2 -2 BPS(USD) 0.52 175  -506  -047
7|Et -1 -4 -4 -7 DPS (USD) 0.00 0.00 0.00 0.00
NWREs a2 3 10 -8 -4 HiEAS (%) 0.0 0.0 0.0 0.0
g2 0 0 0 0 HiIZHOIE (%) 0.0 0.0 0.0 0.0
N 6 2 -10 0 DHEREEEE (&) 6.1 5.3 48 49
H7IZEEMY S7HUL) 0 10 5 0 XMURRMEIEE (3) 26.8 27.5 24.7 25.2
7|E} -3 -2 -3 -4 OIUAR EFHE (3) 45 3.4 2.9 2.7
&30l 5% 2 1 -7 4 ROA %) -6.9 -18 2.4 104
PlES = 8 10 1 4 ROE (%) 3623  -562  -556 -165.9
M= 10 1 4 8  ROIC (%) -39.2 -2.8 10.8 36.0
Sl (Hh) 6,2200 20616 -861.0 -10,703.1
St () 2778 3656 2554 3397
RIUS/RE7 IR (HH) -2,489.1  -561.3  101.1 3,072.7
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SXjo U SHT} HEF0)
2(2IE0%) 2(21E0%)

HAIZK EXiold  2EZFINY =) HAIZK EXold  2EIINY i %)

A = K gzt sm@mie = FIKE) gy 1oe) 2mER I

O AE|Z (237690) 2023.11.02 [IjjES 100,000 -28.25 -0.20

2025.04.30 0= 110,000 - - 2023.03.20 O~ 120,000 -34.13 -23.50
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Trading Buy: &% 12718 7I1& HtiE 10% 0142 o] ol = DR 1VHE VIR EERHSEO| METYUE oE
= DR VHE 7IE HUE -10~10% O[Lie] S=0] o4 HIESA @ g% 12712 7I1E YEX-HSEO| MEFAUE O] Z7LE A3t
0= 35 1270 71F FUSAUE -10% 0142 F7t51=40] Ofl4
Oti=~(A), Trading Buy(l), (@), TH=(#), F7K—), SEF7K=), Not covered(m)
EXto|d g
(TES(TES) Trading Buy(T#<}) SEEY O{=
83.98% 6.63% 8.84% 0.55%
* 2025 038 319 7|Z02 £ 17t SR ol FHS 22 EX552 HIg
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