ﬁaﬁf&;ﬁnu 2025 09H 25 H

EGEREITIL R TN (BEER)

T T ERRRS

IEEFHRRE

EZ4
oHRIE: Hizkk il S1130525060003) BXZR A Mgl
gantanhuan@gjzq.com.cn liuchuang@gjzq.com.cn

RN EERERRE, BB “RARB+EL R WEL

RERBEE

BARABRBRE FLH ek, MEBREEFECHRESLED. 1) RAMGIH. WAL F B HI RN, DR G EHS
H AR B A @ RSk TR ARG IR ALE . AR R KGR BHREA, BT HE DS Thik S Eie sk iF L6y Ak
PR, MABINNEBRAARE D) FSN, BERZATFAMIBCEAGEE Y, 2 DBBRAMBEAE E
Hesk e B RN ITAT K L E R PN KRB, 2) TR S kLR, AR ER A LT AR E bk,
2016 F)6 L7 = e & S HLAR 80%, ML F, R EERE) BD AME R B EK, BHESGAL (MNC it . KigdFE
FIpnEeh b, AREE R EHRRKMEA B L MER AL HRMA G DH B, MRRA T A K 0 K F R R
DR F LA BEREGEK. 3) ERERERATITRET H XM DGR B 695 R E R IEEAF IR 4 )
B, PARAYLE Z Sk (ONS) % MW, 4o Lequio ([44f%). AMVUTTRA (ATTR-CM). Olezarsen (sHTG) %
TEEFRORATRER L, BT DIBREEHLAHE KB RAHIR. ONS ARGY &7 % A b ih, FAE
R AETFF AR RO G 5, BINEIS E S LN, JEREETHTRARALAE 300 1CELLL,

P BREXBLARERE, FEERALENSAEEG. 1) AlnylamEH RNAT 77 k2R EE, BaTHA
6 BRI F BN RAEFER, BEF LA, ShERNEFZAERFMBR. Bk, 2025 F ik, »a) LiAs
FINFEE], BR A 20.50-22.50 2% T LA E 26.50-28.00 1 £ 7T, Figikd 26%-39% L8 E 59%-68%, H P
AMVUTTRA [H ATTR-CM i & JZ 3R b ik 4 38 K A0, HF K £, Alnylam B 4% 2030 SRk PR A 3 240 4284 Bk, 2) lonis
BATH 22 TR RBEMNE, SHESFMB. AL, B SF X Olezarsen 43t = & 5 = F5 sk (sHTG)
89 11 BARAB 7, X 2025 FRR L LT Wik, A 2 H L1469 300 7 £ B sHTG &4, 817 lonis AL
ik, F I, lonis AR =534 Bepirovirsen (HBV). Pelacarsen (CVD) % K& o J& * ¥4 £ . 3) Arrowhead
XA “20in257 ket 20 BB NG R R LT, B ECBARM., MW, RS S5 AR E, LEA TRIM™
$iE PG, Tilidthilembiik, T FaM, SAFE, . WASF 2 a8 e,
BANBRGLEENE, FRERBRIEEHLA. 1) FAAEZHK, BREEWE, BASHLEDBRIBA A
FEK, 2025 FFEHEANGE RGN BRAMB ORI LEH. AREEXBFELCH. ShERH. B, FLRFEA
AR, BTHBRGCNES. 2) BRRFER2IME, BDXHIFT k. BAL Lzt 4 4 (RiboGalSTAR). #4
2425 (RADS F&)., &2 (PNP/GalNAc F4&) 53R AIHRERGERFS. 2025 F ARG B AN,
FAEH 2, HRHLF NS5 Kalexo Bio, 4. CRISPR Therapeutics 4 #9125 &34 ik 5 %7 BD, AR& B W /A BR #F
KT A A bl AT A FRTAZ MNC 695K 7T, FTFERT M, 3) LT hoBmAh, ARTH. 6HER, £E54
Y, fZR A, ASAEM. Fof. FHES. BAWH., BLEHLF LH s did AR etE, E#LIEREXK
HEFENGEARNE. BASLESTI TR, ARKE RN DER WG H LAEH, ARk = LB E T Ak,
LRIV

EH A R AR AE 2025 Fil RIBR R KRR, TLEGRERE LR EFMA, AR (BD) A4F LBIFH &
MR, WREE P EDAZERR LA F ) FoB KRR F 2 ZRINE MNC 49IA 7T o RATE B AT AN E A B E A
DHEBRFREGZTNE: 1) TEXEMNAATRSHRFSE, B&4eH5E5 ), BRAAFF LRI RERLEH
TR B HERIRE; 2) XEDBREAXBRCATRAAG RIS, HEALERGHAEERSIENE,
RBEART

FAMZARE, # T KKK, ST54#6 5B RE, TLBCRT A%,
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A X B xR

HARAAY: PEBRIEK LR IRE, BRRME BRI BRI . 5
RA: RIRS IR, BHEARBIR AT, DEBRA LIRS Z WA HIRI. ... 5
ALl ASO A siRNA R34 & A8t & s #, 2016 FAZNADs 254 Lt B R FRR. ... ... 7
B L FBMERERANREER, FARMARATHRERS ... 11

Pl WRBAA Y, DEBEH Ef ik, WHTE . o 16
DEBREARRBE B ZRA, BRFFRBEATR. 18
FRARBEEKRES, EREBEALH—FIFTHETE. oo 20
% RIGEHLZ R DEBREE, INCHFH. REMIEB T . 22
DB P LHES, BRASAAET L, ABFAZEABDAE. ... 25
A ETARG DRI B, AERHERER DRI AKRFRA. 26

B BB E KRR ML, FEEARA DRI D I 27
Alnylam: RNAi 77 k4 5K S008, H AR/ 2030 MR FTH T BB BEIIK. .. ... 27
lonis: ASO J7 x4 3RAEIX, © 5 AZ, Roche FL R MNC A AR AAE. ..ot 31
Arrowhead: TRIM™-F&IR3) S em, GEMBERES ... ... 34

BR: DERBEAREEME, FRARIEAE R R 36
RS AEM: siRNADFERFL, 25 FRALHEHNER. ..o 39
M BA§2h: 5 EFTMACH, Elebsiran MW R ZTEREAZMA .. ... 39
PLEZ Ak BN ENASO Tk lla Bl R, FERABBRAMIT R WA ... 40
X EZh: RNAT AR BAR R Zh 4>, STP705 BPsE N [1b/ 111 BARAEMERIE. ..., 41
KA HERNIERZSREEENGR, BFEEYD, BERAEMBLIESEMER L. ... L. 42

D - OO 42

Bx B X

Bk 1: #IOpTARKGMZE, MBRARRLFEZRFBEARS . ... 5
B&2: WBETIGSTRUAKGY, MEBROBSKEFETRKGSHIUR ... 5
BAk 3: #MAHFHAIAY, Ao ERBFIIAAELE 6
Bk 4: $ETH50, SEEAT ROHI SR E R T . 6
B&5: Roaldr, AT RNA T EFROBERSW—MEA L) Bae 5. ... 7
Bk 6: BBRAMBMATUPAZE, EREAMBEAEZF . 7
Bk 7: TRIGIEBR 5 KA e R 0 T o 8
B& 8: TR AM EA G B AR B B Z T o e 8
% 9: ASO 5 mRNA #5455 % RNaseH R B mRNA. ... ... o 8
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T ...

ASO 3@ i = 142 [LIA 1 45 R FvaaT A mRNA b 3748 oL 8
siRNA =T d FELIBT mRNA #03 RA F A B ITB Lo 9
miRNA T Rl iR Al A= T S AN AR mRNA B9 R 35, o 9
saRNA S8 3L S B AU A B B IAE AR T AL . . 9
ERARELRBFOZLME, HAERAFEESRST 10
B 1998 5% —2 NADs LAk, /&4 L7769 NADs %47 ASO & siRNA Z54h. . ... ............. 10
DB AHTFRABERSHREL, KPS BERXEE . 11
HRGARCAZBR ShanAatt, 5ARa EARKR I 38 IR aYBETE MR At S fext Ye o T A F AR 5% .. L. 12
DHEBRAFSRE DO, BRERAFEET Ifr 22 MR EFRLE ... 12
DB FE SRR 2B MA@ EERPRERII . 13
NEBR B E AR AE LNP A7 GalNAc, 2 FWHZERAEEPPRE ... 13
LNP & 4R R B B R BB B A R S 8 14
LNP i % R A DB B E N E TR A G 14
Arbutus 69 LNP AZ S F A BP Bl . L 14
GalNAc #i% R MO A NRBR W OIMBIR G IE. .. 15
PEBRHEFEFE R GaINAC R o 15
1BIR A AOC AR, 12 BAT AOC 7Tl id S AP R R @B FASARE DAEBABH. ... ... 16
B AT TH25 Z& XDC > F 49 F AT 50, AOC B Eb2h 20%. ..o 16
METHAAFBER, MREZTHENRRZRLENE, REARLERTH. ..., 17
DB BT BE AR 18
ARG FH AN R DR T T A 19
P E 2025 LFAHENERDBIEEEABTEE ..o 19
AHUDAZER B AT IR T FAREE I 2020-2021 F L 19
E BRI TS DA T FH RS AAAE 2020-2022 SF L 19
19-20 SF AR By A S A FUVEBR B AR 3G 0. . 20
19-20 F Akt 2 By A WL F P EDBBRIE ARG 0 .o 20
2023 FAL DB R BD B EIL 20
AN BD RHSABNRS, BAITESGE IR B HEKFIRGE. ..o 20
Nusinersen ZHEMEAAAZ 20 1L & B . . oo 21
AMVUTTRA 5B 21, 3 1010E 8 o 21
Inclisiran YEA AR R HIZ Ry DZBR B4, MEMBERKBR ... 21
NGB B A By S R IR R BATB Y, G AROE e, BETHEMA LT ... 22
Novartis iBiLsh3p&1F (BD+3HM) . R A, M# O hE ., WEMAF, HRFARNFE BB GH
....................................................................................... 22
Novartis & xRNA X & KA CRM A4S, EEMBAPEAIR . ..o 23
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B % 64:
B % 65:
B % 66:
Bk 67:
B % 68:
B % 69:
B % 70:
B 71:
K. 72:
B % 73:
B % 74:
B % 75:

Novartis J 2 M B MEBR & &, SR ARSETIHAEL A 30/CE4. ..., 23
Sanofs SUE T, AL S AR IHE B+ oore oo

o mEELEs. amsnnane 24
N 25
%ﬁi%”mm%w”Rﬁkﬁbﬁm,fﬁﬁéﬁﬁm&”“; ........................... 25
A 26
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o 08 S A M 2t 27
S 28
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o ot R 30
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e D ek 31
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e R b A SRR 33
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JSHI26E, lonis HEBASAERALETAR, £ PRIAEELE oo Z
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BRI : IMZES LiFERIBE , AR E=iREIZHRE

Rak: BRLHIR., BERGREER, PERA DHALT =R F SR

WA RR T, BRAGMFRE CGARER” k. BRIMA—MAARERE, &4
TR EE AT B AT AR 8 ﬁﬁér AR Tty o T H F 4t Wﬁh,#iﬁ?a%#h(NADs)
PR AR PN R AZAF B A A, T A AR ER T 49 $13% SR IR ) AR AR R R K AT,
St sththAarb kL CBARE R ke, BT RRERN DS TRARABGHARRATES
e T e, BTN EHER R QRN AR,

BEL: BPPTFRBEBEHZE, EBRHTERELF =R FHHARRY

B &4 (DNA-RNA-% & &) B RS WH AL

Replication

>XDPOPOM

DNA

2 IIFEHY ' — R it
RNA Polymerase Transcription RNAZ @ : SERBORREN IR, NEHOAS, A
BRINESSTEN a8 RERIL RS
(DNA — RNA) PR et ®
W r: . aransn| @ xow

DNAE @

(DNA — DNA) BG4

Translation

&G AT

(RNA — Protein) EEERERSEd O s ® wems

kik: Biological Modeling, T#il, EZhHAE T, WA X, BEEiERATRTH

n BG4 (NADs) M TR RIS T RRUABMEGF AR, 5HEAY NS TFTF G
Tk aXthmak, B AH (LA RELFBR AN LA GTES, FRmik,
Bt Ao AR ik SR E. Bl THR G EZBREAR, HitLig
% H B AT RGO AR RREIT QI G B3,

BE2: 198 TP TFRAREEY, HRGEH LA TR BEHK

% Clinical and Translational Science, [E&iEKF%FT 7Z: Tmax: time to reach the maximum plasma concentration, i | ko ¥ K& 1A,

%R 54 (NADs) ¥ A Z5RAN o FAn Ak 2540 “sem2h” 8998 5. B AT, KZHIFEMERER
TR 7 kA A%“%%&Ké:/ﬁ/ﬁ%i%%ﬂ%ﬂ, B LR EBMAEF R GLEE K

BEF A B — 45 =
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T 1) ITFT I IE IR R AT K IALP RE S S 2) F L EREINA

ERAEBKSTFRAE “RiEmy” 6, B, BaTAEE4H BT, BHHEERE S

B FETFAARAREN, PEERET VRIS R A CHET, R,

VAL ek — 2 A2 F LT DE R BR IT kR Rk

n REAE, AWMERAMERRILE AL S, EAERXRGT RIS P, £ 2% (338
Ao b)) xR & 50 AR A LM, REX B ANZAEF AW e i id=d b
e, A2 120 B3 T AN RAT Ao ls RAT KB &AW S —, X—NE G I H
VE & R R AURIATUB A A R E 69 BT R ALME R R

BE3: HEFLLEF, BLHEALEFEZLALES

§ 50+ associoted dru 05 per target 10 -4% associoted drugs per targe! @ <10 ossociated dr G5 par target

%k B:: L.E.K. Consulting, Citeline Pharmaprojects, PitchBook Data Inc., [E&iE#47F % T

n FFHEANFREEROT AR ERERR TR, KTFAT4949 100 /N5 E 2024 F 8912
30 A, {2 A TRHAERDALAFHT SR ERERFHARIEHZ TR Y : 1) TR
b, B RS BAAILTFE T —42, 2015 FAH 1.1 AANESFG SRR, 125
2024 FJRECIEEAH 21 TACGE—HKIBCHFET F s bH 00 B H1ef=2 ey 1F o) ;
2) BRI, FHAGHFZ NG ABRRTATEK, $E10FFHFHKEALHH
18%, HLIRFFA TN S Z R A PV, 12 A N 8 09 -F 3L T HFp A 40, B,
FECARNL B CHZZ—RCBAMIRA — IR AXG KR AR HHIL”,

B &4: LETFH, ZFHENFR GG RHETI TR

% &: L.E.K. Consulting, Citeline Pharmaprojects, PitchBook Data Inc., &L & 5F5CHT

n RN, AR 54 (NADS) KA T Ao A KRB b AU 1. 5%09 2k B O % a2 1 4
AL ENE R E G R (445 20000 A7), 1242 0. 2% T&0% 4 & & i 69 4 B 28 (2000~
3000 A+ & & ) HRmARE, BlEF 0. 05%49 & R Ak e iy, Bk, BaT o+
BRI G WAL AAS RA TR E QI R RFABMT R, AT XT, KA ERE AN
TiEFIARG. 128 T4 FARNA (B RA ey LaF) bt B&8d b k& am e
%, QLIERE AL RNA & JEZmAD RNA S 4R T ARk 4 2544k A dd e &, 4, A F RNA 77
EFROER AR 2 e Sk,

FiF ARG — R 457 5 A
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BES5: KHMEIF, ET RNA J7 TR BB LY —RRF ) H] 69 .5 24

(853
a#h
A
&
% *
3
A
“ &
#
o]
*
it A A%
Hh &
b i
K3

% & : Nature Reviews Drug Discovery, E4&iEHKF %P7

AH]: ASO A& siRNA B K3 & A3t £ ok #, 2016 A NADs Zhdp L7k B B F R &

B %4 (NADs) #REHAE AMF KK T oA=L, 1) CIER ™AL 49 NADs, @i {2t
RIPFFERATEOREAL, T2FABRLEZFHR (AS0), T RNA (siRNA). #%
Jv (miRNA). /Jvi# % RNA (saRNA) #= CRISPR/Cas % %Ak, % % Zifi %5t 2 5 40 DNA #
I AR RE, 2) ik Ea Mo NADs, LiEBLAR (Aptamer) H E., 5% — £
NADs T[], EEART LA, A bie&asd s, dAdREais, L5k
£Mo 3) RIAZ G NADs, 4oikshis F a9 mRNA, © T ALKRA AR RO E G R EA
BAMEN,

m  mRNA K& COVID-19 AT M KA FF. £ 2020 F A4 K4 T A F4H00H, mRNA
BB FAFT R R, HPHER A BNT162b2 JE G 35437 FDA 69 % 2484, mA %
—ANFRE R T AAKE mRNA 2545, — B )5 Moderna 7% % mRNA-1273 &A% 3% 12 £ B4
A, P2 mRNA J& 38 49 5% 2 7 A dik A2 4 3K 58 B P 4T 2T mRNA 254489 FF & ##1 . mRNA
BRHRT ARERRBPOLARIT A, BT LAERMNBARELA R KIKEIT %

BRS: BB EWENHTAPNN =K, ERIEANHEH LR

Ho il iy E A &R

A E HomIERNAE 1 HEERFH W& G R ES e
mRNA DNA Eanm N3 F R
L HET Fp PR M 4 AR A Ak A ik it £~
T MR A WA AR

Rk PEHASIAELE, BAILEAHG LA
% 7 mRNA Z 9164 NADs &4 K & #raataisa, BT HMARA DR (R EATR, —M&6
A LB LA AT 8 EAZIFER T 7)), H P ASO & siRNA €4 i 4 MZBR AT K B &
e e A8 2T AR, B AT K

St £ 1R — T4 A1 5 9
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BR7: T ]85 HE 25 X5 #e 2 T Rl 2l F B KE8: T RBB T EFNE) L HR KR 5 & EF

ASO
smallncRNA ~ * | ﬂ‘A
7Y - S
~ [ mRNAZ P
=X\ &
[::
Pre-mRNA &—a—=—a ﬁggo \;
Y -~ IncRNA J
MRNA s " )
- o r'd
I wiake N
\ "B BT
/, o " 1%
7 mEE

ERE A &\_ \‘

kiR : Nature, [ &EHRHF 50T Kk iR: Cancers, E&iEAFF5HT E: ssDNA, 4% DNA; dsRNA, 4% RNA,

ssRNA, %% RNA.

B X FEAZHBR (AS0) A AN TA MY E46t TR 4. ASOs R9/E LA £ 2 60.45: &%
¥EA%ERBE H (RNase H) NF09T46M8 (RARTE) Ao M {24, 1) T2 : RNase
H 4k #ii b ASO 5 Z 4149 mRNA 254, 3 4E RNaseH s 47%) mRNA, A @ FELBT ¥ & /) é’aéﬂ
1% X FHIE G ARG H )Swsk/ 2) {zM: kx\LJEﬂuFﬂ+qu]w$’%%, A
AR mRNA 8945 M T A R BB A THEZ B QR EL, BF ASO mé&%a&%#fﬁ
B2, iﬁiiﬁﬂlsiié’i@é\ﬁ’l“m%%iﬁw#] PE¥e ik B &35, BP ASO Tw\xﬁmﬁué@m%
mRNA 49 AUG A2 45 55 A0 F R AR 8018 )5 ) ASO AT 3T — /AN &, 8% R E 2t — 4%
WP FNBP T, R R ASO & B F AR 5% AR 2 bk, 4a#i7}w&émaxa‘ﬁ¥winﬁaﬁ&o

B £9: ASO 5 mRNA %447 K5 RNaseH # £7%) mRNA B E10: ASO g3 52 /] {2 [ 15 77 4 R H %/ 7% 5T #k mRNA ##
M

kB : Nature, B 4EAHF 5T kK : Nature, [E&iEAHF5%HT

D THEFR (siRNA) RAAETEA AR B AL S M. siRNA T8 i 8 B
mRNA #1i% k5 $ A Bt g, 125 ASO AF], siRNA /~$49 4 Biw 2k &8 :E RNA 5 F
w2k 8454 (RISC) # A~ RNaseH, PP—E i #4#49 siRNA Bt A @mfe, w45
Argonaute-2 (AG02) & & m & &4, € 5lF RISC M#| B 4 /77, A}\r?’m\z\’Fi}*]a%
EROMGEIFRABGTTAR. Ad, BB siRNA BT K& F 8B {22, &

FbE N, B RME AL ﬁkﬁfﬁiugieﬁxix\%%ﬁﬁz:ﬁfrﬁﬁ siRNA 4’7%75\&?
Mk . EANT GO AL FRE,

BE 5 M R e — A A 5 A




PSR EZ RS b5 H AR AR

BE11: siRNA T 1d 287 mRNA &578 F 57 & B X %

% B Nature, B &IEKHF A

miRNA . KA8 X 2h4hF R 2t R a2t %1% . /& Drosha/DGCR. Exportin-5/RAN-GTP #=
Dicer/TRBP 4 £ &4464 %588 F, A miRNA £ B9 3E% a0 X 4 F 4942 miRNA (pri-
miRNA) 7 m T px a% % &9 miRNA. miRNA 5 Argonaute & & 45 47 5k miRNA i Fit B &
A4 (miRISC), 5 siRNA NS89 A H LB ARE, miRNA & T ZAMEAK, T VAR iF4R
B F2if %fl\ﬁm‘r mRNA @9 % 1%, miRNA 89 RSUEE T i w4 BAMe R 2 A B4 S
¥2 mRNA 4& 4, F- 2 ¥ mRNA ¢8| fede ki B & K 6949 %] . miRNA 2509 B8 F K 7 @
F 203 E: miRNA A4 F= miRNA dpH] 7] .

saRNA B id i Ehuh] A K B A3 4E T #7690 A . RNA & R & saRNA A 509 XL 7 A
%, vRAOLAREHT IR LR R, BLAREAE N@mILE,
saRNA 5 AGO2 24, )& AGO2 #”?%i RNA % 4-Bs40 % % & CTR9 R & 4h (‘k/\ﬂi&#aaé
HF 1 8446 —3%%) F2 RNA fiZ728 |11 (RHA) 74 n% RNA % 644 F 8 & (RITA)
BEA5%Y%, %A 645 RNA B4 |1 (RNAPII) 48 ZA4E B 5 Rl 4% F 64 5 sh Ao i fd

B&12: miRNA T R b1 iR A o B 77 5 Heti mRNA 692 2% B Z13: saRNA B LHENH %R EBEEGET HAH

K& Nature, [E&EAK4F5%HT

Kk iR: Nature, E&iEHKHF50HT

ERAR B EBER ST, EAMCGIRH . SENE TFEBOBH IR, &
BRRSE LA a9 e M %, B FHHiRNFLE s T (k. EO9R. KHE. @8
Fatmii), X EMT “NFHAR-FRANEAF A Fe B S F LRG3, Am, b
AR, EERARALA AL S, s RE i s BATE, KR REAR L
Sz e aE . BAT S A ) EERARGEBFAT R 2 S, BkEmRAKRE S
JFiEIE ., BRAA S E R (CVD) 7 @B A= .

FFAF G — R 7
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B E14: & FARERLBHFIG =R, MR LT

g e )
20\t DNA/RNA
1 sequence

Folding ‘
L*Qﬂ-*sr Aptamer
| (3D
SELEX 1 : structure)
technology
Function
aptamer
Corr;?‘;m'::iig:al Protein function
9 alteration
target avacincaptad pegol
molecules

F & Nature, [E& LKA %HT

2016 )5 NADs Zh4p#f2h L st g Aosk, % 44 ASO A= siRNA L K& %, 1998 F, £ B
e B BEILE (FDA) #ET % —F ASO 2544 formivisen, T 677 E ot sm 514 5
HALEIE R, BREBAT, 2IRHH 26 # NADs (6,4 /) HiBi F= mRNA) 2544 2. 3% 43 FDA Sk
N2h e B (EMA) d9dtf, 2 %4 ASO & siRNA R RBZRZ 64, e THE, BMAA
SEEFla 4 E A, B 2016 42 NADs Zh4n o R 3t B mik, £ 23 3k NADs Z54h (&4 /B
mRNA) & AEL+F AR LT, L 2025 F4 LT 7 AHZDER G,

B#15: G 1998 F£Z —# NADs _E T X F, EL LT 4 NADs $ 387 ASO & siRNA 25 %

F%: Biomolecules, [H4&iE#5F R Hr i B HAERE 2024 F K, 2025 BT HE K DEERANCE T @ LA

m 202543 H 28 B, H Sanofi A= Alnylam &4EFF XK &9 Fitusiran 3 43 FDA #t L7,

BE 5 M R e — A A 5 A
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X2 B —HAT A AR E siRNA 254, B X T4, ATMGakimAfBE
Hayido AEAME RS sty (AT) KB, BAKREREERF, Kmiti
#E on B 4 & Ae b Ao o

2025 %8 A 21 H, W lonis #= Otsuka 445 JF & &9 Donidalorsen 3 % FDA #t/ L
W, s FAEN ASO By, CREFEFWLHETE, BRAFRESGMEEN. A
F ks g4t E KM (HAE) KA. HAE 2 —#E R iEm, URAEFTEHEE
PERFRK A 45 4E s % Zhah e KLKB1 A B, AR Sk FLBT SOk R 54 Bl 38 7% o

BL: WEBMEBELRGAXBER, THRERATHRXEHE R

R Py A 69 5 K h % 40 % F )5 L BT A i ROR HA AL, 42 B ATIL S gt A bR K.
BRI SRAL O, DR B S EARS AP F AR, BE L SR A T
AR, AP RABOBSHRA: PERAMBIH R BZEHR, WAL E AR RNA 4
H, Ehefewit ), BREHHNEERENMERNF T RLEZ/MERN. A 2016 FALX
HOBZEZRGBARRE, IBRGM = LR —REHORE. B AT, BEHEK
HEREALFENNNE, EBEBRARAE, ATRRARKFEFREME LG
ﬁ&%miﬁn‘}ka

BAME: MRS T RET., pFabmtadi k., LEA aes, BaEdi
K A tA LR P 8 R AR BE AR, RS ANefeey 2 0 BB AEB T A AR
3R, MG IEEERIEM, Am K KRS T IERBHGS . LB A ELXRR, )4
BR 2540 % /& 2009 £ 2016 55 B A 4% 4 Pl A e ifh 34 R G0 9) 22 1 NAK -2

W BRI 2009 55, e ARZHE46 siRNA BT 6 R 69id48d, AL T B Eays
AWFEN, BRENRFSIFE ARG R BEIF VAL HBR H T 89 5 R Bk i LA
2016 FiT/E, MBRAMAEGKRPHIATHNEL2EH, EEaTRRheg; T—XK,
#FeyiBiE AR B AFRIEDNIT LA RE, LIEE 2014 55 Alnylam K & T GalNAc
FKBAROG LA, ZERANDERBYFAPRETIEZWEEHRRZ —,

ABER: BNAEEAFIEZRR RSN DR AGHATHGE APE: 1) §F AL
1545 09 AR M BR AR IR E AT N B AR 40 4 U6 2 iR SR A MM A% PR B [ R T A R P A TR,

R isihat T ARH OB LM E R TR, LFBIH0 X4 B AR Q1 5% )
VBB BRFINGELS. REVBREBAEIE., RILGRH 7 FHE VAR Y aE R ;
2) i@ id GalNAc 1BEEFEARSGARIR A AR Shamide ik, & ZH 554 T158h 8
MNESEBNLHET AR B ERET, Hik, NADs #9546 A B % 2 %6 7F K & %
7 NADs #F & 8 s K & &,

BE16: P BBREHTLEGURFRRKEL, RFBIGEEELX 4

KR AL, B EIE R A

B RAEMBRGTT BRI E £ T k. HRBIRGZIR A0k, 154669 TARK IS
3% 0 B 5 MR & 25 M A 3 Je 0 T 09 3 Fe ) 3 5% o XAV F AL AN A B) TR &AL R B4 677 —
RIVRmOGTT e BAT, RATASIR RS QL IEAER 3E T 4097 K . B a9 546, AR RS AR
For & AP HACNF R ASAF

BE 5 M R e — A A 5 A
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BE17: GRBIEEBBHII, B066) T AKE T ) 55 757 69 55 [ Rt 25 1 Ao s Fo 69 T Ao 7 3 7%

K& : Nature, [E&iLAHF5%HT

BT, BFARODEBRISAE R R BRER 2 E 551540 . BRAE R Ak KA 09 K A R B KR
BR ik e P OOIEMFIE AR T, o KEEBRES (PS). AEBR FlsAalakdi 2, AP R F
8 48 PP 7 ik & PS B, BRAJR TR . BINEME I T MR A ey K
K, ZHEKIZEHRS T NAD AR Fath N o948 2 6K T 29z R BP B A4 K A
HRBR TR TRGIATER . BRI G BRBROSR A FHE. 1) 3T
JkAZER (PNA), #BERBR B B2 Ak kB R BK, KB 2459 7 5 DNA/RNA 9 4% M 45 A48
Ao 2) BB Bt B (PMO) &5 — £ EA ERE NGB E M4, L4
AL S UGN

m AAEISAR, B AKODEBRISA R AR SR, 2 {2 K A 69 T A F AR R 0 AL T M e
FHap, B AT F RGBSR 2'-R (2'-F). 2'-0-F AL & (2'-MOE)
Fo 2'-0-F & (2'-OMe). #i=#Bk (LNA). 9T # (cEt) %.

n HEASE, % =/ NADs 1546k A A 154 . MmA RALBR 0 E B m R, &
LEMO T BB AIAE R . A iE e R R R . BT ARARE ERRER AS
B, TAKR KRB MR RZ A FE o o ARG RTS R 09 2 AR 3 £ dh .36
5-% R Aa (m5C). 5-A kg7 (5-FU), N7-F & &83F (m7G). BT (W), N6~ 7F
KA (mbA) A= 2'-BLA-2'-ALFF (2'-FU), B46 B &5: 1) m5C f= W F 54641k
&P R K e b tm o R T Fo A AR E4p 69 E M, F58) mRNA 3B %% £ %, 2). BA
AR T L B 5 51K gapmer ASO @9AF &M, 3) 5' M %7k AGO 5 siRNA 09440
M EIZAE AR B FHITFISAT AR S siRNA 5 F A .

BE18: BEERFBIFES TR, FXERGEHE TR LM BFHE

%A 5P B RER
W% 5 i RNA 69t & &fo fy;
Y RN

Ha
. B 3 S
i A%

o OCH N
R (e]
g ’ :
5-methyicytosine
2'-Fluoro
or' H.CO
5 o 2-MOE
: o 3 (2'-O-methoxyethyl)
i M+ GalNAC#=-sIRNAS ; Conjugates | = ° “{T‘O M
" " > PN ase (A, . T) &= |Base v
L ’ L K% - "
S = O X h
‘ P Gk H “'o/\( B & o it
(€ M F 1 5 Mt HN Linkage | = o OP\O J N = 7 Bt M R R A
¢ g SN2
MRS S~p_ O« _Base Conjugates 00
O =« \ J 3
=z ‘ Y4
o R cEt
thiophosphoroamidate Conjugates | = 3 S ((S)-constrained ethyl)
3 end 2'-Substitution
",
o DNAR =H A ON-B >
\O~-8 RNA R=OH o A\ _J/ A
0 ¢ ! o LI B B A Ao o
: N 3 o
FIR N-p PMO
» >0 (phosphorodiamidate LNA
o H morpholino) (locked nucleic acid

% B: Cell Metabolism, [E 43k K4F %A

BE 5 M R e — A A 5 A
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BB ARG EARBTHLEF R NBR WGBS XL —, ASO & siRNA 44 & 21k
AR mAE R, M B AT DR IR SR ERE L2 B RBR AR AT
DB BR MR B E: 1) o TR, —A&AEAHRAD 20 F, BT = K4E454E
RIFpC2EA IR @IEEABPFERMFN; 2) BDBRFREERTY, BFEHAR
AGABAS AR R RS AR, maR AR T RIS, BRI BRI E A FAEI M,
F ARSI DR 50T R - ARG, 3) $—. _RRFEBIFRREFNZEE T
BATk K lonis & Alnylam 9, 12K % =R F SR KL, EHEZFHOTFLE
I EARZ A Y,

BFEN9: ) Bl F I RAR 5 E 1237 2| K 2 157 s % 7V B 45 2] K

%k : google 4], U.S. Patent, EUROPEAN PATENT SPEGIFICATION, [E & iE A4 5%THT

BERGENDBRAMWIF LG L —AZCEE 2 R T 83540 he ig b AL BR 25 40 694k

¥, IR RSP R AT K R # % BARA S LB 6 1) R DEBR AT TEM, )

ABRAEf iR P B AR B TER, BE R AT ORISR DR, KL F R, ARNY

BN B, 2) Femibit B AARELE, MmEKL 7 A m5E IR Y BLIe i Fo

FEMER. 3) Rt miniER G NiRiRikik, BERAT DR IR MO FE, &3t

NG, IEBR 254038 F A A AR 8 B w0 R R AEAE B, 4o GalNac 188244 4] Bl ASGPR

A F 09 N AAE R BENm A8,

n HATRERETAN R : BERNA S E R %, BRI ARE R %, LiutiEid
HEEG (PHFRAR. RARARLTHT) PRECHERGE (RAMATR. Ik,
BEMBER, REHLEE), AP T AMKRARBEE RL%EFE: LNP F2 GalNAc ik
FEHK,

B#20: ) B BEFE LT LNP F2 GalNc, Z RN BFXEFZREEHNKE

KRB AL, B EIERT AT

m NP #BERFZRIEREFBRBERRTE, LR —FHBRAREM RO A RE TR,
FHREBARI DALBR F AR N BR B9 TE R, B BT 42 & 2L AR A A9 AR = bt Ao 4w i 4 IR
A, BRI LNP 69 m A tE M), ST VAR LA B 50 S 3 L B e 2 tm
Ja XA ey Yew it LNP 6955 —/ MEH R A TAL S ML HEZ, OEANLTEL
%, ER RB&ETE K.

BE 5 M R e — A A 5 A
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B £21: LNP BFEkF B FREH SR EE BE22: LNP B EFRENBBELGUBEDFERAE

%R : precision nanosystems, [E 4L A5 %A kiR TAHE, BEIERA A

Arbutus YA B Z LNP 4im . EMfedl & ikt “RELERN” R “EEH7, Tk
FAR AT 3T 4E 269 mRNA 2540, mRE AT A T#ELATHER (.45 mRNA) &9 LNP -F
SHARKKE., BAT Arbutus #9469 LNP 5% & 4+ 4] -F 2009 F & .k wiF, Fiita)
2029 SF3| A0, R Arbutus AR E R R EZ T AB RO R EMF 2095 R LA
(= MC3), A28 A A HLEE 77 ik R S m—F 2, BATLETRLFLEH
BT B FHAE M. AR RG s TEMTENA EAGRAZRKTEE A, 37T AH
B WiEAE (FTO) #9375 #]: 1) Moderna #= BioNTech f& /5 #6941 X P # & /) FF
RATEEWHATE TR (4 Moderna 49 Lipid 5 #= BioNTech 895 A 5 /i) ;
2) BRAAY (FE) @it 8 25K M BFER C2 0F (B=EANRAAFBAIHRE
E, H#%5: CN115403474B), #)3E 44 LNP B .

B #23: Arbutus 89 LNP >+ FI B35 2 4

kiR: google £#], U.S. Patent, EUROPEAN PATENT SPECIFICATION, B4 if 44F %HT

GalNAc (N-TBLF¥FLAEfe) #i% R A ORI DBR W IBIRG#HE | — R A
GalNAc #i% R G0 T QLIE=ZN RIS “4Fi7 iiﬁﬂ'ﬁ‘(k'rj‘??f%:—/l\ GaINAc Lig
F)+iEEA (Linker, =M T EBR) 67 EZFR”. KM GalNAc #i% R 449
DALBR B MR G AT b B R K 0 ek iR BAME & & xR (ASGPR) 4. FE A FME
Yo, ASGPR EMfmfetyiE Rk @ L& B kA, mAaLtbmia b IL-F ALK,
1£4% GalNAc M A DAZBR h4n e T Ik w27 Ko 5 A 2209 LNP #IFI 1R,

GalNAc ‘NMZBRAGIx A & —FY ) £, £/ 6938 £ K, 12 GalNAc 4F 2 I Bk 1% 3% 77 ok,

E—EALE EIRF T A INRBEETT o

FFAF G — R 7
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B %£24: GalNAc #% F ZASE S BB 25469156 %

SIRNA

=N ASO
S

4 “—Linker
GalNAc —{
>

Asialoglycoprotein | s g
receptor =\ J o s Tl
E—h ) d /.m#
- 2 ( Receptor
s f4 recycling
Hepatocyte : ;

RISC loading

Decreased target protein

9 9

Target mRNA cleavage - '.k' /
2 IV

= A\ 92
-p \\/n'\RNA degradation

RNase H

Target mkmww\[\\) D
‘ leavage

[
RNase H ¢
AP

B oA, DO V)‘ru,

mRNA degradation

kK : Molecular Therapy, B 4&iE#4#F5CHT

m BB E TS Tk GalNAc & %, B GalNAc B4 2 Ly H 4] T F 4@ Alnylam ¥
., Bzt B AL A8 4 (EEAAAE GalNAc # s H %5 US8106022B2, %
+ A P iFatia A 2008 12 A, i EAFT R 2028 KB ). BB AT RS 4t
B E PG AT R A A E K, RO AAE T A RS89 & sk E4E3T LNP, GalNAc i &
FRFIT MDA LA, LOERAFGEEZEZAFHINBE ZAGTKL,
A —FEREERKRGIER, FARTAALHFFRIG, REBEZXE, R
LR KB FIRETE K.

B #25: B BEFE T GalNc F 4

RiR: BHRET, &NER, BEIERA A

m AOC 7 bE /) AZBR %% R Gudk 12, A 2% /K NP, GalNAc FFiR4NTRE . HE 7, D HEER K
RAB B 25 4 (Antibody—ol igonucleotide conjugates, AOC) 4945415 ADC #afik, &
B E3 M RIEARIe @k AaEK, £8TF (linker), 1E% payload 89/ 4%
BR o AOC 4] A Sk ie 7t B F R B A E4F T mp R a4, Fiu ke msidss 7

A, 5Bk &R MES, T— AR LR Tk B AT ZER H4n 1

BE 5 M R e — A A 5 A
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A% 38 iE LNP, GalNAc i#i% 2 4i¥e & M AE 49 9] 2,
B E26: 18FAE AOCRAK B>, 12 FFAOC € TE L EFHERKELERRAL NGB

WFEEFA (RMEEEE)

< oo

Avidin

%7 : MEDICILON & R, BE&iEHK4T A

m Avidity H AOC B K EIK, 48K = S)AA)F K E5) AOC H K ##, Avidity 43 =4F
TR ALA R A=A R IF KB . AOC1001 JE4E 343t A | AL5% B 4 ALE
AR (DM1) #4111 74 3k HARBOR™X % ; AOC1020 § 77477 @ A M A ILE 4 1 R JE

(FSHD), B ATELTF | /1 BAFF K M ; A0C1044 + 4 B iE A5 2 F 44 Bhetbyit
KAILEFARREE (DMD) R &9 || #99F K M. 48 % 2540 69 A IF &K £33 AOC AR 3%
89 FF KA F AR AR, 4o T B P, 48 E N1BEK 254 CRDMO £,k 25 9 & B 69 P 4R 2
FEWFE, 1TH25 )\ 8] T kA2 1L 2300 /™ XDC 4 -F 49-F-#F, H ¥ £ 42% 5 -F 4 3E ADC 4-F .
HF 20% (A2 190 AN) A AOC 4-F, B b4t AOC 4 F 7 & # il sg 7R .

B #27: 259 LBE THI5 T XDC HF60-PEIFFE F, AOC & e 25 20%

~1,300 ~1,000

ADCHF XDCHF

~380
(~40%)

FTEADC $hBIXDC

Wi ADC

KR BHRSIKER, BRIERHT LA

FEAkEsss : mRAERS | IMEERESY) ETRINE,. !HinZSErE

BAT DZBR 5 A T 7 o £ & B Y ik AR B, AR X = & L7 5 2 AL E IR B ek
WA D AZER: 1) «ii*ﬁk%hﬁi%%rﬂ‘ 2) EHEXBAHOLE; 3) EFERHKFE L
e M RATIRIE R B — T R BAATIE, DBRBR B HA R B HRE 3B
w kR KRBT, RIS : 2R DBR D AR B IE R 6k 454, BT
HEEHRA LR RES AR B, MERITLEZERERBZIMNS.

o

e — WAF A 5 9
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BE28: 1R TFRUHERK, PEBEEESFANRRLEEGEK, FEFZLPLELLH

RERMR R R R R HAMR
FEAR o BROOMAY IS A ik o HRONRE K R S o FRTO] RN o WM LR R
wWilsEm o thiiEm Rt

TReR o MERTFHTD o QTS TR QPR AR e AU R N PRSI
o MR- EREMREY ) o BUHERATRLER o« HANMRUTFNHT
Ak B o WA R 06 2 i M R
o ARTAEAENRZRIE
o RO i R
i Mo

v

L ELEy

Rk BBAMBRBAS, BEiEFTTHT

DB SR EAAT AR Tk, REBA, 2RCLET 23X IBERAM, L+
14/~ ASO 254, 7 A~ siRNA 2549 A& 2 A Aptamer £ 254y, X5 E XA RATIF 46—
F, PP ASO % siRNA 22 m A B R R H RS K BRTFHIA Z R DB G4 LT
Z )5 B A4k P AR X8 18 1B T (Fomiversen, 1998; Kynamro, 2013; Pegaptanib, 2004),
106 A DGR R BEBRRBRELERAGERT, e TR, MERY
Py ) #F R LI T AR bk

WA —: HAEFPERBEHER LT, SRR = LB B ok, £ 22 LT
NEER B, A 19 # (B 83%) A& 2018 £ B KM b, H 4 siRNA £
#3412 2018 2 6 3Rt L7 s &7t 13 3 (57%) R4 2020 25K LT, @k 25
FOKIE LT 2 3 ASO X siRNA Zidh. Bk, BATIMEER S A A AL A R E
Wb A ER Y A,

WA= HBHLLEFES, 2E2HH INC WANZRE, BATC L LT ERKR 5%
Z9d lonis. Sarepta. Alnylam =&, H P L4y ASO 254 £ &4 lonis (8 %
ASO #5451) #= Sarepta (3 3k ASO Z54%) FF &, m& L7 49 siRNA 254 £ & & Alnylam
(6 % siRNA) k. BaT . LT3 Ah b bEPERSUHSERBAET: lonis,
Sarepta & Alnylam & NMZER A B A& KK H, BIoAE DB 4014546 R ik i% &
GE R TEGH R, it —FAT@ R ARG, SREN, TENEAHAE
Bt—F A IZRENEAREN IR HNE L, 5 —7 @, Ao KAHEZH A MNC 78 F 45
I NF B R 38, 6,45 Biogen. AstraZeneca. Novartis. J&J. Novo Nordisk
% MNC 35 /2 23 S A& Fr¥549 N ASO & siRNA 7Rl . &A1INH, KA KGR AR
AR R ET KA, A FIE MNC FA07 B, B E kA MNC /] AZBR H A 89N T

AAZ: NERE LI AN F LR, BMCEAFRLRIRBGIERAL Y. AT
OB AMERZE P AT LR, RRETHEFR K, 12T RT EE L8,
A E ST IH TR A . f Alnylam/Novartis 2B 7 & 49 Leqvio £ A T
Ak 55 A5 & G )2 Bl B2 (LDL-C) 49 siRNA 2544, #82K-F 2021 Sf4= 2023 £ & £
Fop B LT, BT DEBRBME R TE LR HK, BRI FRMERR, £
HEAZREL, £—RARE LITFT BB GMEHE R

MAW: L& LT BERAYAGMEEIL, RARKEST DR, ik L B HH
BN G T RIRE GG R HME R, wB X T, Do THLHIR—RKA
A, UREBGDGLBIR—RAFZEN AL, T ASO LHME—MAFZEA
. siRNA 2 mE L ETULKIN A EEF R, AH@AMG D, MAESIHRBEZE
BARZE, B8 LT IR B0 R ME R IR F K &4 A HRAIRRE,

Bk A R e — WA A B B
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7 4 A AR

BK29: BB FY LT AR AR

% %: Nucleic Acid Therapeutics, insight, & 255 FDA $LBA¥, E AL A 5T

PHEBRERARBEEFRS, BRF KB IE

AR G R IRE SRR, PERE XS Ak, 3 insight #EELIT 2, A 2023
S5, 2L FHAENGE R DAZER B4 (siRNA, ASO, miRNA, Aptamer) & &&= b
RES, AP 2023/2024 L FH BN KRGS T R A 46/46 A, BRE 2025 £ 9 A 17
H, 238G 533 NG KRG DB 5T X5 36 4, Bt 2025 5 4 4373805 K 69 %
BT H 2B 5.

G, MHBEES, BFEFENGERG DRI THREZSWERINAET,
XERBE 2025 F9 A 17 B, PEISFHANERGIERY>TFTHRECLLLTE
H. &3 ARBRAF R A 0 R EZ A T HRKGER T R, AR TE AL 5k 8 3 4]
L RIBFARIERF m P ELAH LY ADC AR REZE, IR BB R
AR 52 BB 3 16 AT .

BE 5 M R e — A A 5 A
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T W % A A RAR
BF£30: 255 FHEANL N BRERET T ES BA£31: B 2025 5 FHFEANM LN EHBEHELLE T
WGA WA RN W RN —_— AN — % BN —— Ak — i
s W ANDY m ik B ow ol B .
2 |
20
15 |
10 }
s;x;;ZfEES:zféfé;;;;Eﬁé
2016 2017 2018 2019 2020 2021 2022 2023 2024 2025 ® Toote 2017 2018 2019 2020 2021 2022 2023 2024 2028
Ff: insight, EAIERMIH ik: 4it siRNA. ASO. miRNA, Aptamer #L;  #: insight, HAIEASF XA i%: %t siRNA. ASO. miRNA. Aptamer 1L ;

LRBFYFHGR, HEBYAFANBGFER>AH; HERE 2025 HAERE 2025 9 A 17 B; ¥4a: #
F9 A7 8 ¥ix: 4

n FIH B DEBREAKGS S Biotech (FAAIFHZHA), ArBERTAESNZHEK
REEEH . 2019-2021 52 DR B SRR T e %, —F @, MEREK
89 PR AL AT IZ RO RN B AN FH R SR T HF MmN F—F @, L5542 RAE
MHARAEGBTKAT I, RRALETETREROTal A% EH, Bk
2019-2021 F 4y 42t ZMN L2 T B L F 000 ERERK KR, 016 L
A AR K &Rl R 3 B Ao,

n BEANBRDHLZ AT —BTHHETERTAL. KPP EfsL R BB LR TEH
o, LR DBRIZEETEMP, XKL IPO AT5 IPO B &2 G 69 F 44 K3
7, 5 IBBRERELEIF ARSI ML, ARBEY DEREEZTEMT, AT EN
h IPO AT R Z T IPO WAZ EEHHMNEYH, AR BATE AN MR L HiEiE —

B G HAT BRI o
B #£32: £H ) BB 7D BT F D E R B #£33: #E BB 6B ARk HFAH T FHE
2020-2021 £ 2020-2022 £
mIPOif Wi ZIPO PO HIPOK mIPOil ®#%IPO PO =IPOE
180 . 60
160 - 50 |
140 |
120 | 40
100 30 +
20 b
10 |
0
2016 2017 2018 2019 2020 2021 2022 2023 2024 2025 2016 2017 2018 2019 2020 2021 2022 2023 2024 2025

kR insight, B&IERFTH  2: HIERE 202559 A 17 8; ¥4 # kB insight, BIA&GERFRAT  E: HAERE 202559 A 17 B; #4z: #

BE 5 M R e — A A 5 A
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B #£34: 19-20 F Kk 84 77 0 2b-F 5K B s B #£35: 19-20 F &4 Z #8070 L 2FF H.)HE W
& S I A

A (Lkh, 1LEA) ——SWMWEE (Hib, %)

1800 - - 100%
1600 4 L 907
1400 L 0%
1200 [ 10%

L 60
1000 i

L 507
800 1

L 40%
i L 309
400 L 20%
200 1 L 107

o4 L 0%

2016 2017 2018 2019 2020 2021 2022 2023 2024 2025

kk: insight, BAIEAH LA 2: HEHE 202559 A 17 R kB insight, BA&EAF LA E: HEHE 202559 A 178

m BD BEAHKBTRANDERAI LT R R, M@ BRERHAGRK. &
R 2023 FAREASALRNDHEBRREN —RBZBTKFH TG, 2RELFG BD K
TR EH, KM1AK, BD CLEBRBERA DERAF B LAAEETARS
W E R, HiEMA BD K-F8RHA, LERERERMAGRE, TROFLARST
P EZAKRTHLNINTER B,

m DEERBDRHEAZISNGLEI S, FEIHFG LM BD H L AFH. A BD R
B 0y HIRLE S Ay, BATIENL 83%49 X B R BNl h oz e BD 5, FEA
4L license—in BIEA R H At LA 15%, B EEZX2IENKRSAFHLL

(RERC EFT a3 HL) AT IHBRSRRABRKTFEGBD A HFN, RiEd+
AL TiEALFENA,

B #36: 2023 FA42 ) B FEH BD R &K BE37: 2R )EHBDX L FEHNB)RES, AiEEHZ
B BB BD HFAKFRE
5643 & (License In) HAXE
9% 6%

24 % B(License Out)
2%

BIEH
83%

&iR: insight, B&IERFLAH E: HIBARE 202559 A 17 R KiR: insight, BAIERFFLA  iE: X HFHHKLT; HKERE 2025 F
9 A 17 8

ERARERES, EREERALE—FHATHER

DR LA IR BT LR, BRI A K E LA, ML AR 2 LT 49 ASO & siRNA 25
Y, BRALBSMBEZMOEEH AR, BERRBBH 4L KER, 40 ASO HRKZ M
Nusinersen A% siRNA #& K3 % 9 AMVUTTRA, A LR B ACZ EH Hh d45E K
B, RTRBMIABTRETIXE LRI, E2HRALETIAKRG WA EMKE
T KLHAD, L+ Nusinersen B9/~ H 225 AWUTTRA =N A 425 (A2 R 29),

m  Nusinersen (ASO, lonis) # Bt9iE o ) : AN ELE (SMA), X2 —F KR
BANBAHEELE 1 (SMN1) TERBRFHOERL, BT FEARTE R FHE
AENUA R, BNIAA 2 F AT R ILE KT R mELRE . SMA 09 & m Ei8 %
WA A K44 100000 & & ~ )Lt A 10 4, BPEE&E L £ 4% 8500-10000
ANE®., BREELFAR, 122 Nusinersen 2P A EI T H UK G EMAKFE (12.5

BE 5 M R e — A A 5 A
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TEA/, BF AR, BEEFIH) A TAH 20 LELGHMEEME. ZLAMNA
BHM I, AL 20 L ERTE, EXFLFTRNLH 50 TEL, BFETEFHEL
HEAH 0.4 A, BRMEMET EELF HH—%,

m  AMVUTTRA (siRNA, Alnylam) i Bty mE A : RERETRBREZTQIHOHETMR %
AMAPZHE ((hATTR), A& —FF L RE AR, LAHERBERER TN
FONFTRE. H#PR(REES (TR ARANTTEHTRBREZZFOR LR, K
B ERI R R, AR RFEAREFIHRABGRE T, FRAFHN RS A
B, kS lE., BRNZ2RT, £E4%H 6400 % hATTR &%, AMVUTTRA 4% 4% %o
FIBAEZ 121 RNA, AT AR REAME TR K (TTR) & aflid kATt
FTFELBT, % AMVUTTRA 42 ATTR % A B A2 RiE N E L e9F% Al A 46.35 7 £ 7,

Bl Z38: Nusinersen #f £ #(548 20 12 % % B #%39: ANWVUTTRA # & 77 77 B H, #L 10 12 E£%
2500 i
mm\utrisirandi & 38 (A4, THEAL) —\VutrisiranYOY (& #, %)
1200 - - 600%
2000
1000 - L 500%
1500 800 - L 400%
600 - L 300%
1000
400 L 200%
0 200 L 100%
. 4 | - ; 0%
2016 2017 2018 2019 2020 2021 2022 2023 2024 2022 2023 2024
A insight, BI&IERT AN E: W, BHEL RiR: insight, [ 4HEAH LA

61 Jm AT IR ARG B, TR A B Bk 4T . 4B % =77 #4% Precedence Research 2
T, 2024 AR DMBIGT T HABEA N 57. TLEL, LAk 5 F )BT HALF
Heig 3K, FT Ak 2025 F49 64. 4 1L £ LK F) 2030 F 111. 6 /¢ £ 7T (CAGR 294 12%).
AZ DT FHERY BB, BT IERBMEZ L RBOT LRGRA, PELY
RN A B ey E R IE R BT E LR R, ITEF R % EE 0 RRAIRIEE.

m  Inclisiran(siRNA, Alnylam) 75 B 69 i& 7 g 4y : 22 F Kk tk & 12 B B £ 5% CheFH) |
REVEG IR, EPATH R —FE Lo RIERFR, LELBEHRALES oF
FRMIEHE 5. Inclisiran W EFTRETIEBRBIVWERATELRY AR, &
KR HEREBAB. 25T 300 NMAFHH 1 NEAT Rkt eE b bR
wmEE, H, heFH & —ANEH L KR K9 %E Mo

B%40: Inclisiran #3 FHEREFHE BB 25, HEREZKAE

mm nclisiran#{ &3 (2%, A £L) InclisiranYQY (&, %)

800 ¢ - 900%
700 } 1 800%
600 | 1 700%

i 0
o | oo

- o
400 F 1 400%
300 ‘ 1 300%
200 4 200%
100 4 100%

0 - . 0%
2021 2022 2023 2024

B insight, E&iEKHF%HT

R AER G954 B X BRI K, N RER 2 AT R IR T @) 1% s AT
TBARBIATH o 1 RATIRAY B A5 ik . XA 2 AL I 2540 £ A6 5 MR 3 L /5 2 AR 2
Fom TR 2% & B3 2 B AT D AZER 254 T R AR ey 09 & AT B0 I I8 Ao 1% 0 F K
KR, £PSREELTURR | HGR, L2 FERLLTRARA, B, &
M A E—H By DB T = 5 B E & REERKIEAR L 7 Kt ey 1% H
18

BE 5 M R e — A A 5 A
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BEA: BB EH T ELEEBHRIBY R, HHEELZREB I, ERTHE G EITT

EPESR-BEREE W AR A113A | s R 11/111 38
i 133 0 0 0 0 0 1 4 1 o A
ML T B ] 4 1 2 1 11 11 1 0 0 50
Y LR B G 4 1 3 0 13 1 s 1 0 34
Rifthpe g mmmn L 172 0 0 0 0 6 0 10 0 0 56
PLE L0 & B AL B e 1 0 1 0 0 5 7 0 0 50
TAE R EWAF K B es 0 0 2 0 13 1 8 0 1 38
X BT 5o 0 0 0 0 1 +EE 0 0 28
S A IR [ | 59 0 0 1 0 0 2 1 0 1 54
FT /R 3% 45 B 5% Bl 54 0 0 0 0 1 0 4 0 1 48
i [ 46 0 0 0 0 2 6 6 0 1 31
RERE Bl s 0 0 0 0 1 2 6 0 1 35
TG ] a4 0 0 1 1 6 3 3 0 1 26
SRR B 37 0 0 0 0 4 2 2 0 0 29
4 A A 0 34 0 0 0 0 0 0 3 0 0 31
PN T L] 34 0 0 0 0 4 3 9 0 0 18
FIE RIS I 33 0 0 1 0 2 4 3 0 0 23
AR 22 & 45k [ 29 0 0 0 0 0 0 0 0 0 29
KX SELLS 3 X dr [ 29 2 0 3 0 9 1 1 0 0 13
& E Il 29 0 0 0 0 5 0 8 1 0 15
A ) 2 B S [ 28 0 0 2 1 5 2 3 0 1 14
RB: insight, B4HERA LA E: HARRE 2025 %9 A 17 B: EERGIFAF % TOP20 49254

FREEHLBRAHBREE, WCHH. REMELE

Novartis: NEBAEERHZRINERAZ —, BEFA AR ZEFHEL 300 2. %
GG AR A By VA f AR A S, B (e Medicines. Dtx. Regulus) A=K
A4 (do Alnylam, lonis) TR M#E X, FI@L#HEHR KA (GalNac, FALCON)

RHL AR o H IR ZH: Y #h = 5% (Leqvio, M2 BEEfmIE) 47 H3efs, VART
XHRK GrafE, HR) BRERKIPER=E, X—F BRI EELRET B350 & Z
By “3zh”, {% Novartis m A DAZBRATIBA T % @ 1% 95 46 & 09 5] 4

B %42: Novartis iBiL5F 341 (BD+H ), R A5, #HE A FE, FPRHF, FHFNBEIGF T )EBELHEHX

kiR insight, E&iERH AT

m A 2025 FA47 JPM K& ERETE & B, Novartis 89 xRNA B AR VASBE, B Ak =X
(CRM) A4z, —=AZE LEAT QBB BHEAGITERREZSBNG T 8.

BE 5 M R e — A A 5 A
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B #43: Novartis 69 xRNA £ Z 1X CRM 95>, F 5 G702 475,

Am-v'\-‘_,_ : L \]Jm.o &
‘H?} . =

Chemistry  Biotherapeutics *RMNA RLT Cell Gene

Oncology

S -
Neuroscience -

Il currently marketed products [l Pipeline projects Bl Potential to expand

& KX & &

KB Novartis B H, BE&iEFA LA E: HAERE 2025 089 JPM KA

n BATHRCLFEEERTAIDBREAT S, MELBANT FSIE 19 R, HEIAL
T1AR 0 LET (Lequio), FE S B A BRI Novartis /N ZER B R 3% & A%
FETR 2 6 7N T . 2025 SF JPM KA L, Novartis AN INEER R KOG %
AR B AP 300 /0 £ 4, KRAMIANZXAZIEF) Novartis #m 5 A Bz KRB SR &
zZ—

B Z44: Novartis /" ZH sy BB E L, 31189 2ABE T HHBEL % 300 12 % £

K ik: Novartis ‘B M, EE&IERHFHT E: HIEARE 2025 FAh JPM KA

m EFT /£ 2025 %8 H 6 HIRE, Novartis mE£E A KN 35 Avidity Biosciences
RbkmEs, BARAKERST > FARKEAMIFBRIB84 (AOC) HKF4E., &
HEZT, Avidity BRWERERHA T 26%, T{AMF £ 58 £ 4. Avidity 49 58 12
(4TI EZH = H Uik, X ZRTRELEZNLINARRBG A DR G
R, HATIAI&E AOC HARKME, Bk, Novartis /& NAZER AR 4 42 0 B
o

Sanofi MEFT, B O FRERLEMFERBHIBRE R, Sanofi &N BHHA

AU, 2015 FZ ATl 5N sl A 4k 254 B R RE, 12d T A4 %)

HAY T E LIRS, PrliX —BF 2 Sanofi 7 B BB E R LA R EF LIRS

BE 5 M R e — A A 5 A
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2018 Fz )5, Sanofi NF AM A DEERE X, AN TSfBZRFEANEENT: @
i fitusiran Ao R 3] 240582 F Lm0 doF AKRATR A9 Mz, B it A AntiClastic -
% 4= iCD-Lx/iD-LNP FF 45 CONS A=AV I3 % J% #7 8.7 o

B £45: Sanofi WEFT, @G5 RBRLEWH B A )EE

kiR insight, B4IEAH AT

n W B RS AT IR B0 K R Ak, 2025 -, RiEIE VA 3. 95 1 £ LA Arrowhead 2 8] 4
T #HKFE RS L4 (Plozasiran) £ KFHERX R E. % siRNA Zhap¥e s APOC3,
AT it 57 R SUEME gz 42 448 (FCS) A=/ & & H ik =B (SHTG), 111 A
AL TH = B5 48k 89%, FLP E NDA CL3K 38, B AE B ELTY R E Ak
WAL O A & m (ASCVD), 5i%iE Leqvio MR £ FHE 4.

m  CONS b H Kayaldr. 2025 1 A, %i£3EL Alloy Therapeutics ¥k mAE 4 0% 7T
A4k, AR AntiClastic A L-F4EFF K CONS 2h4h. i%-F 4B ASO 5 5] 4=
WA %, KRR RS T &S, TTHE CONS, MLA ., REREm L, A B B E A
ZRITHER .

m LA Y& 89 SUAR-RNA B B 4 K . 8% 3F 5 miRecule &-4F 77 R FuAA—RNA 1% 5% 25 4 (ARC),
) B v R I AR IR @ LA 2842, 454 DREAmIR “F 4 #p4] FSHD (& A MER ILE = R BJE)
8 DUX4 £ A & ik, ZHKGEAS T IRGG e G A RNAT 69 L BT EEAL 7, A 2 R A
P & 9% 78 J7 8958 AR A

HAAZEHLFP, VEBRREFEANMEILZGE, BT Sanofi. Novartis EHEK

R E LS ATIENR B, BATHE (Pfizer), L% (Lilly). & A& (MSD). i#A=iZi&
(Novo). #.® (Takeda) % MNC if b4 #R 38 i3 SN 3R A4 69 77 RAnsl A% B 3R 38

BE 5 M R e — A A 5 A
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B #46: %% WINCEE ) BEBEFKE, FEELHE. SEEFEE S E

kB insight, E4&IEAHF LA

DERALEPHESLEES, BRIFARLET L, 2F XZEABD La

DAEBR B AL R 2T LSRR R R A XA A PR BT R R S A, AR 9
B LAIR G0 230F T, st—F, BN DR G & F Lt &L, Pidiz R ANIT
RO LHEFREK, BAMARHSARETRIF AL, 12: 1) BAKLT A &
B BRI R RBFEARRY 8y B AR A AR RE G ERE Y, LER DR
B A A e W 6 R KBS B NG AR A1 : 2) SRR B SURT R A9 9h NG A2 )
HER O T oy B3k, F B RIE S LW AR pharma 89 B D EBRRARAE. BEE R ARK
F &ty o4E.

B EAT7: BB S AL F I B BRI T RBREEF )% % 2

KR WAL, BAIERF AT

BE 5 M R e — A A 5 A
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A LTARE DBEBRA AER, HERHERERDERIT KKFRA

I AEMERA BT E, UIFIem AR 2 H B R, 48 =T 2007 55, £

MHERATBRAME T AR EE iR E AL, B E 2025 5 4 F 18 B, Nal stk (A3 F

H, Bk, £ERAAAF IR ATHER) £F 458 REA R EA FIF, 01 229 A%

ME A A2 229 A diF P E4], A siRNA F 7). LBk, K, T84, BEAe77

A S

m NEEZEASIRNA A T2 HABE, Brohd ., Rifth Kiiim; Fm; RL0m
B EATAS]F AT RiboGalSTAR™ (FF¥21%)), RiboOncoSTAR™, RiboPepSTAR™, si¥e
Ao % fe e i H A AR RSC A H A, AT LEHRPHT HA, L —F0 £
FHP A, Rofe£ B8R R R IRIK A

n NS AERIEE A S e m AR AR B F S A e S R ARG I KR IR #. H P RSC
BB RFEAELETHFAHEARY, 235K, ZFEAEERTRE L AT 17
BT AGMARN,

B #E48: 5184 %04 RiboGalSTAR FF#e ity % Ry, )75 Hr 58 454 4

AR T ARG R 2adi s K
K P R B, &
TAINA %R N

S RE ARG R I R 2t BOR At £ B ST AR, BRIEIKT
HEXIE & 89 SIRNAZS 4 dd R, XRFFT 5% K 4997 5

GERREXF—ROBHTER

RBD4059  FXI RiboGalSTAR™ GalNAcC siRNA o #s b w4

R B & N S O E AL BN 2 RIBNE R, e R

; ™ i £ 1 : Fiehl SERE
RBD5044 APOC3  RiboGalSTAR™ GalNACSIRNA "7 .= &3 3 i siRNA ziiiﬂf* T, RERET oo v it e RAE AR
. . . IHIPCSKO®Y & ik, At 45 51K i .
) ™ " BB RS, KPRRGF R &5 F R i g - AP B 61N KR, 11315
RIEDTER) PESRE | R EaSTAR - (SRR B AR E AT F R iLDLC CERERIEE QAR & b sw s e

WA L B b AMK R 89 A, R
RBD7007 C5  RiboGalSTAR™ GalNAcsiRNA 5% Sk JAMA B AR E, Kd AL
BT BAMEAR £ & 091k R

BRAMIT R I R KT ¥ i
E AR A
RBD2080# kK AR 52 49 s
KA P I €2 M R AT R
LM 84 ladn A= HK 84 1h 30 2% 52 3
ISR P, RBDI0I6E AL =2 The #ﬁ’éﬁc,'js%¢
. b ‘, R % & o 89114 1 R F 50 B A2 3%
RAFOy AT e, HTH A e e . -
- _ o BAEBRRTF. B-AER
@AR (HBsAg) B $isE KT 7 N
4 264 A 640 4E SE T A9 lladi s R X 36 P iF
) ° KRB, CRAIH %

RBD2080 - RiboGalSTAR™ GalNAc siRNA B AR

RBD1016 HBV-X? RiboGalSTAR™ GalNAC siRNA  CHD? 4k

KH AN,
AE SRk K
RBD1007'Caspase2 SIRNA A3tk AR 38l
A2 RE

KR AT R, BEIERT LA

AZ 525 siRNA F & FF, A= Novartis A A BD X & A3 RZT 2021 5, AT

siRNA -F & 3 K RADS (VA GalNAc i# % VAR FIFGAF A S), Hhdha kit pyE BV

AFERIE R E—FA 25— RO E. 235 BAlH BB OIES LT RB. T LK. H

FRP, RiltER. PRAYZEAL, S, WA, BHEE) 2E8ER BN TELZ. BT

TR KRG EXRZI, ASLAHL_TRGERATRZ, EEAFFo

m 202451 A7 8, #4245 5 Novartis £ & %4> RNAi 51 B (BW-00163., BW-05. BW—
02, Z &AM OEERRB) FTAKEKEE, AN aIE1.85 LE LA A
HANG 4,65 LETN S B,

m 2025%9 A 3 H, fa2HBEEH, 5 Novartis ik & —I# K& ASAE B, W H LR
FFRLZMO s =, FAL2 % 2512 F Novartis ML T B HF 65 B LIMR
HORBR, AT EAEASE BBk (sHTG) FRAA g %, AR BW-
00112 (ANGPTL3) /= St 94k ik FIR . % * &b B AT £ £ B B & T 11 #0016 K X3 M
B, B a2 e £ 57 ERA R0 RIXIE, 4Pt B —H A T s R ATAF 20 U
Bty siRNA MR 2540, M2 R 5 T L BRE P BREUINEFT, a5 EEEBf P
HoFHMs (PAL) M EREE, %~ %t 2026 535230 | #0s KX, Ak,
FAR R R IF 1. 6 L EANTATER, EHAEZAZMNMNELZIA 52 0ET. o, iE
LN Y EmA AL H B THRIRERT, B3R LRSS 872 4 25 4
T Ak

BE 5 M R e — A A 5 A
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B #%49: #52 #) B CHF\ &t B F A ST A 4749 sTRNA F & 474

BW-20507
BW-00163
BW-20805

BW-00112

BW-40202

BW-05
BW-02

ASGPR | HBsAg e AR T2 M AT 5% siRNA
AGT 1 AR & e SiRNA
KLKB1 W AR 3 A% b ofn 5 P Y SiRNA

Vo R ANER: =8 ik =B AR 3 S fn e

ANGPTL3 | APOC3 5 R 1 o SiRNA
e RN IgAE-7 .

CFB . . ; . RNA
Vs AT ERALE A M K PR IR 20 B &) s

- e RNER: S 2 Rk siRNA

W RN & dn 8 R Gk 5% SIRNA

kiR insight, #AZH 255 W, BEEIEAH AT

B B E kR LITERE , FaitNBEMSHRAER

AFHERARCEAAREREARG =ZFME DEREL, HK“STHRLRE. A%
8 I R R B AR I B E ST AR E T oA, REBERR: 1) BAlDERIT L iE
B LA HEAZ; 2) KRBT KR T 5 3) AFARNE AR h AT A BAR A,
it ¥t — TR RS FREO K IEL.

Alnylam: RNAi 577 &% 3R, B AR/ 2030 FAFRFTAH £ 840 B E PR

Alnylam &£ 2002 4] =, FF 2018 SF52 35 —/~ RNAi Zh4p e ki, RlEiZzH0F 7R 2
HR EH—AGRFHES RNAT 7k, 25035 XA B4 siRNA 2hap ik idtfe, e FH,
BT 6 BT BTN, N TERPILA 18 RAH DAZR &~ &, HHthEpEP: 1) TR
(HPRBEZORHFLERER) AT LRRERANRHK; 2) S kRf Kl kR
RNET—RABEE; 3) NaTAEMNERGFKEA T HITIEET T,

B#50: Alnylam &4 +8, CF 6# BRI 2R 18 # T B 60 EAF =52

kB : Alnylam B W, BE4&iE R4 5% HT

BE 5 M R e — A A 5 A
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Bkt : kg LA, Alnylam =R HRAEKIZESD, Alnylam EER = il
2025 F L ¥ SFAEE R KIRE), A, NS EFFRGEES LIF 2025 FAFHELT],
JENF5 5] B R 2689 20. 50-22. 50 12 % L LA E 26.50-28.00 /2% 7T, FH3gikdy 26%-39%
LI ZE 59%-68% (VA 2024 F@ 2L E), ARFERT, 48 M KRR T FIFRHE
K: 1) TIR #3k, 2025 S45E %5 H 16.00-17.25 1 £ T LA ZE 21.75-22. 715 {L £ T
2) F BBk, 2025 F45E 53] d 4.50-5.25 1 LA ZE 4.75-5. 25 1L % 7T

BE51: Alnylam %5 Q2 & B 5% K 3k F] b 58 K 24% B #£52: Alnylam 6 Q2 TTR #K 2% ] st 5¥ K 77%

........ +1 ?%l
$128M
$111M
108M $109M
$103M 3
s - $30M
s = $343M 33500
"t - $307M $309M
@ @
g 2
H g
@ T

& & $55M $34M Eri . $361M

n H H ' . . N

$22M $16M $20M $22M
Q2 2024 Q3 2024 Q4 2024 Q12025 Q2 2025 Q2 2024 Q3 2024 Q4 2024 Q12025 Q2 2025
Bl s GvLARR ROW GIVLAARI LS. OXLUMO ROW OXLUMO Wl us oveaTTRO I s avvuTTRA Bl ROW ONPATTRO ROW AMVUTTRA
FiR: Alnylam B R, BE4iE A5 5THT kB Alnylam B R, E2iEA25 LA

2025 % 3 A 20 H, Alnylam A3 54, £E FDA ©ht/E X RNAI 7477 254p Vutrisiran
(B s AMWUTTRA ) 894N AT wiF (sNDA), A TR HFTRBREFZOLHAT RS
s (ATTR-CM) . JLATiZ 25 F 2022 5F 6 ARMA T i EHETHRBREZE AN FM
IAE T M (hATTR-PN) 34209 % A MAv 2w, mTEEEAK S, THFME K, BATATTR-
CM .22 5% A AMVUTTRA T4 &3 K a9 83 /) o

B TTR 8 AB/MFI? T RILZFKE O HHEL M (TransthyretinAmyloidosis, ATTR)
R—FERFE LM RR, BEEFTEOHETRIREZZR S (TTR) &9 m AR A,
TTR & —#rdy 127 R AL BR 20k 49 55kDa & &, £ & 54 T o A= fm ik (CSF) +,
FFTIEHR T RARE (T4) Ao £BE4 A% G 4 (RBP4), TIR 9 iR r & FH L A My
PR, BRI, mI RSB EHREF, TIR ZE5 AR LA #
PR ERORDHELTHES ZAEMNZSE (hATTR-PN) Ao PR EZ O CHHET RS
W% (ATTR-CM)

B TTR 8K & 4E? 1) hATTR-PN, R 49 TTR & & MR . B2 407 &5 RIS A 47 4,
RARTREBAMEZ, Sk, §hiE, TREFEE, 5IIAS2AMETF. EFFHARTE
AP EIE. A EALHRES (5, MMk /E) ., S B (FRH A S Im)
F 4K, 2) ATTR-COM, b A 4F it AR T UL, FRSHUBAL , &) RBASHER T o

B TTR&EBZEH? hATTIR-PN 692K BREETAHH 1 7 E 4755, & ATTR-CM £ 30
77‘_50 77‘151 o

B ATTR-CM 4936554 &2 ATTR-CM k4@, HiRIT 208 TR EZ&a (TTR) R4
AR AT E TR A A E R TENRE, K FHEIEFAT, 0b, REHE
H AR RS Ao, MBS E R ELETHOEE T, RK—FrRIFESZL, B
AL T % E NI B4 L35 Pfizer 49 Tafamidis (2019 5 5 A L#). 4=
BridgeBio #9 Attruby (2024 £ 11 A E7) ¥AK Alnylam & AMVUTTRA. Tafamidis
F 2024 FAEE A D) 5410 E T, w Attruby BT =/ F €42 3K7F 1028 k4t 7o
T4 T B, AMVUTTRA B i%iE 5 s b7, 2025 3% — % & & £ B 6945 B 3R b3 K 80%,

A5 SR e — WA A 5 A
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U

BE#£53: ATTR-CH E 225 % AWUTTRA Z5 438 K 6945530 7, A RBH ) A

M u.s. AMVUTTRA +$170M
Il U.S. ONPATTRO

$383M

Average quarterly growth

Q1'24-Q1'25
+10%
+$18M il
+$24M s314M : LA Q2 growth
$185M driven by
CM launch

Q1'24 Q2'24 Q324 Q424 Q1'25 Q2'25
s |
QoQ
Cteth 3% 16% 8% 10% 5% 1 80% 1
| |
YoY
Crouith 35% 40% 37% 42% 45% 1 125% 1

kB Alnylam ‘B R, EE&iERH AT

B EEH Y Attruby Ao tafamidis # A TR E AL H (A2 3P R E & a(TTR)
W AR, Bk AR IR A AR K m AR I AR L 469 A ), " AMVUTTRA & —7#F RNAi
Tk, T RS RIFENDBERBMRY . AR itk aps] TIR, BPAIR Kk Ei&77 5%
J%5, BP AMVUTTRA i@ i3 ik A A A X T A PIRAR & RNA, St @&k TTR & 89k
ko HIRE R, AMVUTTRA &5 2 & woR 7269 LTI MR T, & H 2 A1 KR,

B Tafamidis 5% RMAaL, KIEMeg L2 E LT F (ACM) XA X CoE (CV) 48XAEIE
SRE A AT AT 30%F= 32%; 30 AN A 698 7 #AlE], ARk T oo R 48, Attruby X
Itn g A B AT R Al A KA R, BH RIS TEIKT 42%; 4= F B, % HELI10S-
B x4 Il #7105 /K 27, AMVUTTRA £ 257577 409 A B &t & (ACM) 3 & kw4 (CV)
F e B A B E TEAK 42% (p<0.001),

B %54: HEL 10S-B 16/ 2 7= AMVUTTRA 49 R 4777 %

kB : Alnylam B W, BE&iE R4 5% HT

B R : B3] 2030 5, Alnylam A BT £ B2 AARBLEE LT Alnylam £ X siRNA
thip, MEL EXH—FAK: 1) siRNA i R w8y Ko F, EAF i miafe, 12k
2% (Wl RARBF., REWEAART) TH ) siRNA SLIR @0 IZ 6 & 7T HEJF, = ALmia
N, 2) AT B AMEREE, 2R R EME siRNA, #% R 4T @ % siRNA, R4
Eh R E, EREAKRNGEZI, 3) siRNA KRG 2 a4 7, HERLT
Witk @BEAE (ekEfe@Bith), FANHFLRET (k. gmin) a9k i,

BE 5 M R e — A A 5 A
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WY LR o 4) siRNA BN a5 38 A 6L B A AR, i R 47T 8 i BRAORRGR T
BAFR RS, T8 siRNA KPR E B i o Jit, A RIEA B RZEAE M. 5) #& siRNA 7T
b E R %% Bl R EER . 2% R AT R siRNA 5 Fy% i ey B fk, FE1K 29%
R, &G EEM, B, AInyIam/fiﬁk%%‘i’kﬁTi%’J}fﬁ&)\ 47: Alnylam
% —/~#L/E 49 RNAI 55 % ONPATTRO® (patisiran) # F & F LNP #9i%:% ; Alnylam 492540
GIVLAARI. OXLUMO. AMVUTTRA #= Leqvio ¥ #| ] GalNAc 18 3%4% i i% ,

B R LNP & GalNAc B #E B KM, 123 2 hfe @i, WEMARSE T ERETH

A AT, 12 Alnylam #£ 2025 S-9 R&D Day L& # ¥ 2030 7T, H¥&H HFrA
BARBLEEG LT . ZBARB SRS RANI HE LRIEE EB K. WEERGERE,
T R AN T # % R Gl 4] 3% 4K,

B #£55: Alnylam 53455 5 AR Bi# (LNP) #XF 4 B #56: Alnylam 65 GalNAc #E F %

kB Alnylam ‘B R, EE&iERKH 0P kB Alnylam B R, BE42iE A5 AT

B C16 1384 - 2'-0-t+ <4 (C16) ZM#E /£ siRNA _I:éﬁ%;i}i‘é/ﬁéﬁ, REFEME, T
SmiaE R IR G arEAER, VA SMHmIRA PR @ﬁ*iﬁ Z % (CNS)
& s e, MfiFo AR B% , ALN-APP 2 Alnylam i/&‘ﬁmé’lﬁaﬁ&%\# B AR & & &9 RNAI
&5 24 (5 Regeneron &48) & T | BAF AN, BT ﬁ’FT’J’ z@%ﬁ%ﬁﬂﬂu/&%’ﬂ\
MEm, CAR C16 1BE4H K, SSI ALN-APP 35425 GEEH B A T).

B R¥ GalNAc #FELR C-16 #ER%, LAMBMRAABBEEE TRANG 7T X, ™
Alnylam /& 2025 549 R&D Day LR A& FE i H oy — 2 iBEE KR w5 R X4, )
2F. RARAR DR GAIBEE, X S HRIFAT I RNAT AT SR8 55 947 2 1],

B %57: Alnylam 69 C—16 #% F H4T7F RNAi AF5FH 15754 77 7 2 1]

kR: Alnylam B R, BE&iE A4 % HT

BE 5 M R e — A A 5 A
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PARA: R HEAERREHSHENL, ALPH— FHEALITELELE, 22 FHE, Nucresiran
KB A TF5H hATTR-PN 49 1l 394 3%; ZILEBESIRAN A2 AT X Fizh 2 F /26
I HA%AE; MIVELSIRAN A 2 AT FFHF 8 KT R#&iEK (AD) 49 11 206 K ; ALN-
6400 HFRETEEF R LT haMAkRey | GK, BIrnNalLigksifsh 4 Nl bils
FRAT DAZER 5 F 3t N We KX 3b . 2 P F % % 0% ZILEBESIRAN 72 3 £ % 69 8 0 11| 314038 5 %
TR R A,

B %58: Alnylam F 25H2 135 % T I Sk Rt 98 1 Hy 69 24228

kB : Alnylam B R, BEE&iE K4 5%CHT

lonis: ASO 57 x4 #H 3K, €. 5 AZ. Roche ¥ % K MNC & k&1

lonis s =T 1989 5, BAT/ANE) $XH O LT B 4H3HH ASO £7 | Bl it B L4 &
. QR FAEE S E, NETH 22 XETAEMR T ARRGFENE, L+ 5%
ZBARK T 5 MNC SMEZ P, dmde AZ E i ASE LR T R 3 B BB 254 . #= Roche i A
LR R 2 R DB 54, = Biogen A AVEERF A 3 H DR EMEF, 8 MNC
89 ARG R AT R 25, 8] ik st DR E &R A9 Ko

BE 5 M R e — A A 5 A
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E#£59: lonis BT G55 BD &l BB FLHFTFX

kiR lonis BH, BE&IERRTH

A NEBRAI ) ZABES B B, Olezarsen I k877 XKL HriEn
5] 2025 FEFFayMH &I LFEFNNETINMALA52MCEL, AP 1.031LE£LA%H
AN 5 3. 49 1L E & KA KRG P ke E A, A8 B AT % 35 & L2t KR
RS EGIREEIN, BNAANZRZRCLET2RSAELRAH. RFIEFTAHGE
2@ Rk, 12 A& Olezarsen Mty #E M€ E S ih =5 iz a9 W5 R X 3] £ &4
B, UR BB EFTRIFE, BATIAH lonis NS HFX R TR KG TR S,

2025 % 9 H 2 H, lonis 2% 7 Olezarsen 4t} = & & H i =855 (sHTG) &9 x4
M = 27 Jk CORE #= CORE2 X35 topline # 4. #F X 27, Olezarsen & &L #| 7T 1
BH O Z M h =BT TR GE 72% (p<0.0001), FoTZ MR X F 4R
85% (p=0.0002) , £ R H AL AMZH AT F BN, Lxrbtfedt ¢ RIF, lonis %75,
P RAT £ B FDA 23 sNDA (MRS £ ¥ iF).

T E S B g A A f ik P S B KA (=500mg/dL), fERERA S 4944
FRAE KR AR I R o 2R AE K B T BT B, R ILA B ZUE R, % BAEIR BT,
TRIERAKAERENMG, EEAREG, MG BEREAMEN R4, — L FTRMEL,
A RREH 2 F S, SaTeiinpian F8/ (Bt F 5 X FRlethr, E3)) L
RETH BE P AN R M =BG KT s sHTG Ha 2 R, AEEH, 4
H 300 57 AEH sHTG, HPAiT 100 7 AL THNBAZE (o7 MHd h=f=>
880mg/dL, # =500mg/dL &M £ ),

Olezarsen & —#F ¥ APOC3 mRNA 49 ASO, § ZEApHIHLAR = £ & A5%& & C-111 (APOC-
[11). stAT, Olezarsen €78 % Bk E LT IT 5 W& m K ik 5L EE s do Jie 47 & 4E

(FCS). AT Essence WAL, AT EHH W =BEL PRI LRB L
&, #—FFGTHIERMKIELR,

BE 5 M R e — A A 5 A
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B #%60: 0lezarsen /£ #F 31/ sHTG) &7 45X RTFHX P B [FIKH oy = Be Ao,8 B R K

ki: lonis R, BAILHKH AT

1% lonis PR L, 38 2025 FR=ZFKA ZHIDZBRZ 0t N LT 2R L4 R
Z — B KB ELEKGERF: 4= Olezarsen (sHTG) . Bepirovirsen (HBV). Pelacarsen
(Lp (a)-CVD) . Eplontersen (ATTR-CM) . Sefaxersen (lgAN), Li&s4F L7, 3oy 3)
MRKIEREFEEZEBHGAR,

BE61: lonis AFE=FHGRZH DEEZH LT

Numerous Near-Term Growth Drivers'?

it

‘Additional '
Independent Key partner

launches by launches by
end of 2026 end of 2027
4 = ; Zilganersen ]
v Olezarsen (Alexander
e Donidalorsen  (SHTG) disease)
V4 ‘:’.‘.‘.L"..';.' A j:'l'r_)rn_gglzc Ll
TODAY 2028

B lonis ‘B M, EAIEKRA T JE: HAE, AR5 RAE Lo PRI sHTG, ™ &b =B5dJE; Alexander Disease,
T Ks; HBY, TAVF % ; CVD, S smm; ATTR-CM, # TR EF GXHhHF TR SMA; IgAN, IgA K; Angelman

syndrome, X147 4-4E,

B K : ASO B HHFRM, siRNA BELIMBE R L. 43 lonis 23] A F 18K ay ASO
AR, S e DB F AR R AR, HREZHAET: 1) AFEAZERKG
AR ARG R B E; 2) MAGREAREF B, REFGIHFRKEFAALE L,
AF3F siRNA KRB GG T K, 4 8] N3t X8 % % a9 B A1 47 R ALZ AR T EA £, A
28] siRNA FREA 2B T A S BIK, KIS #E 69 £ FALR A

B lonis MARACWHBERRKFE——BALsmm XLHE K (Ligand Conjugated
Antisense, LICA) , A% 0 R B R G BAR G o i & @ R4 AR R (b £ | Ak,
FARR B, M thapitit £ B Armiofe4l 22, 2023 5F lonis B a3 i H 41 K %
By, N ZTENE Tk EZRS% (Bicycle Technology), Bicycle Technology
A% R IR F (Bicycles), X & —Ardmsg ki@ dibs & M RGBIRLEH,
XK T E & F A ) fedd 0, Plim¥eq & a ik 1 (TFR1) B, AL
bttt B ARG ELR QS BRI P ARAY 2 R R). SRR,
WIS T2 £ (1.5-2.5 kDa), 7T Heik F &40 L 7Fs8 & %08 2, FlEHRHESie
B ZELS N . B, TR EfhfmfrE (BBB) A LMt &%k, Bicycle 5 F 7
BAFELTEANFOABRERF S FERE, % ASO #i% EPARAPZ R % (CNS), X
— WA BT T REESE R, MAKRRENZIRITHRERIEM T 31272, miF% ASO
H#AF % BBB m it Ro

BE 5 M R e — A A 5 A
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BRE2: lonis & ZFAIBHEEEE, THALTRRRMAKANTFE G5 8E

Multiple Tissues Multiple Ligands

- . < ..
Liver e : 4: Oty oM Carbohydrates
L 3 b

Skeletal and
Cardiac Muscle

Crossing the Blood R
Brain Barrier i TR

/. Flovsat” B
AND POTENTIALLY L BlcyCIe Peptldes
CROSS THE BBB

kK: lonis BR, BAIERFT LA

PAEM: 25H2 ARELEG KRS ALAEA, lonis NIHEKE, 1) 484 (25H2):

Donidalorsen #= Olezarsen &9 % #2532 o 3] Ak & Heik SLEL RNA 254409 7 %414,

71 ION582 &9 |11 BB hirE HE A A3 E R E KTk, 2) PKE) (26E): Olezarsen
89 L7 5 ION582 &9 KAkl R & ik 2|4 SN NLEM S i, BB MsPA E 44w
Bicycle B AW RIGIEAN T —REMWEZ Lk,

B #63: 25H1-26E, lonis 7 X4 ik W KRIEEBAER, H—FERTLZHKE

ki: lonis BH, B&ILHiHF AT

Arrowhead: TRIN™F 4383 % e, SMEHEFEAS

Arrowhead A 2T 2000 <, i@ i) RNA T4 (RNAQ) dLalFF & “HRRRK” $hap, @id
MR, BRI H R LR RETERTFRAEAL G AE R ER. 5E A RNAT 3T
El, Arrowhead *f H AR 4% A [k4l, £ ZANEBAVBMR AR T L HMOTF LR, LIES
B AX 4 IR AR S R, B R EFRLETRMY L4 T B, A4S 5] K&, Arrowhead
2 “20in257 Bk, BRE] 2025 45 20 HAER AT IA 49 RNAT Handfst 05 R R b
o BAT, NS LA 14 FEFAEXR, LFA 3 XM TG KK K.

B AN REMAET, Arrowhead iBif— R I T & A F B KR F=EHFT, 2011 5F,
Arrowhead JX W) 7 ¥ K &9 NZER AL %, FR1F T L& R4 B E B K FT LA Alnylam F=
H AL S0 K AEF AIF I~ . 2015 F, o8] UK T 35469 RNAT 5T 7%, P 84638
5 Alnylam SAE 69 &5 7T, # LB B Arrowhead % — A fE F ., i3 X RE
¥, Arrowhead 3R 1F T DNZBRATUB T KT 2 HE B KA E A5 T, H B S5 K47
TR Ak,

BE 5 M R e — A A 5 A
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B #64: Arrowhead B 485 R FFAE. HBF, FFPLZRULAELAREI S ZE 69 #1554

kB : Arrowhead B M, E &k K 5P

ARBEFWG “ZMHRIAET, WALV N AT LT EELEER 1)
Plozasiran £ — e # A5 & & C3 & siRNA 254h, B T 497 Rkt U ks fn JE 43
SlrfeE E S m =Bz, |l PALISADE #F % 27, 2 RGP H 85T
EANR, ZHBIRKEE/HITERY, N3G FDA 3 L wif, 2025 4 23k
Pto 2) Fazirsiran BN K a1 HBREGBEOFFTLR, RVHFENAEZEOR
M, a1 WREaEHZMANE, Bl ES5X\AR R IAER, BicL
3E L8 T AT A H TEARAT A5 AR E Ko 3) Zodasiran Yot A mEH &G 3, AT RA
AE ez, || AR %W, 25mg & TibH b =B T %<& AL, non-HDL-C #=
ApoB HLE) F R F Ak, NG EREEBFHINIKE, F—FBRIERBT A Ags K,

Arrowhead T REZE LT HHMemiBE-F& TRINM, K ABAKNFBE, M
B mpFRriet i %, FEAARTHRZFERIES EAHHENME LB MK
4 AN, BFEFm A RNA trigger. @ Ao fe@Biik, E3ET . AR A91%E RNA
thip, WK FeEH, B3R T 5 RNA T m Bk, 84545 RNAI
I AR R R B TR AR P, FHET AR EA RRE B 69,

BE 5 M R e — A A 5 A
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B #%65: TRIiM™EEHF RNAi ## 5 i B X F|RRILALR P, SE 477 TR X2 54569 B 69

kR : Arrowhead B F, B & iLRAF AT
B [, Arrowhead i&H A T TRINVE K F4&, KL A A7), FRH S A R
XXR 4. BAT, TRINMM-FE L 28 AT EAARGHES, defhE, M, A

B, FPARAZ R %GE, E P Arrowhead B AT R fe it S R LB AT 0 ¥e @ H %,
B %66: TRIMN™-F & CZiwth & TENELRIGH D

% & : Arrowhead 'E W, E ALK RET

Arrowhead 5% X2 E T S48, 1) 2025 5 9 A 2 A, Arrowhead 5iZ £ # AL 25 40
ARO-SNCA 71 B 3% it &> HUBR 34 ¥T R R S AE VR, 35 IR A7 B 89 & R 4F T,
Arrowhead ¥ i T Z e RATA R, WEZERIFELEFTA. £ X AB LLFER,
Arrowhead 3R A3 FUA 2K AR R 3 20 1% LY ZAZ AR AT 2K A 5 J& B Romko 2) 2024 - 11
A 26 B, Arrowhead 5 Sarepta Therapeutics i& R A IRF 7 fue SAE X, SAETCA B ZE
4 Fls RN BA 3 Fe R AT B &, ARSETF KA E Lk, BAF IR &%, NS, Atdk
Fmm % 6 ¥ 50 siRNA 2h4h . AHAEWL, Arrowhead F3R4F 7T ML a9 FAT 2. BAIL
VAR K by BALARAT B Ao bl E 5 Ao 3) 2022 5F, Arrowhead :LAe4E4EF KL B A&+ H m&
2 T %% L% A4 (VisirnaTherapeutics), T iz A3 AT EH T HF KA H kit
Arrowhead 2 3] 4 #7247 RNAT 2540776 77+ B R8T 7% s 9 TR K ALA o

EM : MEETRETIE  RIRSKREEEFA

E A A 25 4t AR B4 T R B R, 2025 FRUF IR R G, B RN ARER 2540 AR
RALTAAEGRFRALBIFT RFRME, BET AT LK F LR 5 F & RATIR,
Blo+ & 72 BD & LRI T T KR4, FR1F T MNC 497N, AR % A K% BD &1 i
H, BN RS ARG Kt R S E R,

BE 5 M R e — A A 5 A
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BEE7: 2025 FF A7 E B P EB 2 W1l K AR FEE

Kk insight, EHMIE, &N EH, BEILRAT R
2025 F Ak, BN DR GAME L ENSE SRR AEER 6 BD 5 -

B 5/ 208, 55B%k5 CRISPR Therapeutics & ik s K& AMEMKAE £ A, LRI
3 siRNA 77 3% SRSD107 (FXI, siRNA, 447 fnds) WA F A 5 R ib#EA2, 5H
LT3 AF 9500 77 £ LI BRI EFMERN G, FAKKRKERAL8LETHMA
AT F A RALARAT 2, ¥ A 50: 50 &9 px A Fa A iE 4 B AL E] 2 B F- K SRSD107 .,

B 9 A3H, MPH S5 Novartis R —RAHMEB AN, WHFERFLRZAS o
FES, R, FARHBHEEF 1. 6ILEHTATE, BB AEREMYMEZ K 52 1C
£, o, EENNC T EQEGHLH T RIRRERT.

B 9 17 8, A@mAE4HE Aditum BioFund3, L. P. & % sk = Kalexo Bio, Inc., FH3#t.&
A AR I & siRNA 13725 2MW7141 3%k 4 3R R ARALH L. Aditum Bio H A
Kalexo Bio #2444, Kalexo Bio ¥ 5314 @ A 4L B 43t 2MW7141 497 Ko

BEE8: LT HLIERELF GG E BEE9: Fp LT b TR At BN A

i &1 & Ellg
2% 12%

s

2% L ——
 ——
/ [
 ———
EERT C —
55% \ e ] —
27% ——
S —
P
[
& & ' g i  ——
29, L 58 4 08 A A
0 | 2 3 4 5 6 7 B 9
kiR: insight, B&IEAFLH E: #ERKEIA 178 KR insight, BI&ERF A i HEHREI A 178

BE 5 M R e — A A 5 A
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BE70: B A LTFHLA LGN EREE, AXEEHEEDE

kk: insight, E4&ILAHF %A

BE 5 M R e — A A 5 A
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WEAEY: siRN A TFTEEHK, 5 FAKAFZHEEANGRK

NEMA RN KA S Ik, DEBRAGY. SRmH G/ R KERFE, XFEIER
AR, o SIRIESE K AT M TF RAFBAR R AR i E 50 53T R, 18E A 3RHEAR LA IR
SRR, AR EE DB AT RS, AT EFLE AT A,

B BRPFE: DARIEAIPRBANTE S RABEELK, A £ K69 siRNA i % 2 4k ACORDE
F&, ZFEEDRARNFTRIIE, ZEART LI siRNA 5T £ IE 7 B 40 e 69 A 2k
ik, BT RA ML B ARER S, CRXBRAAEHFiF; i, £
ACORDE # RAR R 4, /A3 R F k2 4F K b0 45 M fem i A K,

B FARFK: NS RERMHMETTAMR, £ siRNA BT E Z IgA B, o557 F.
M ibAa %, A WL, PARAY 25 R RATR, VARIPIG 4740, Frikie s L&
B X &4 (First-in-Class) & FE) £ &M (Best—in-Class) ##& 7,

B#ET71: FfEAL M6 siRNA HF A [F M A4 277414

KRB AEEMDE R, BEIERT LA

B B 1) Igh BRI, »a8H AT Z&RIemiMk & %ay ik 254k, FB7011,
FB7013 #= FB7014, 3 % = s ¥R X KA EH wiF, A& Z 2025 F 6 A 30 H, FB7013
O Z K I EH 7 Ak GMP Feok & & | #lt 2025 4 &% 3 IND % 7% ;FB7011,FB7014,
HRT W RATF AN B 2) g FFAk, N RREE AN AT $HDER
. 25H1, o8] ARt FB7023 s AR AT 25 32 25 5 AF 70, JHit R & 2025 FF R 2
W6 R ATIE % F (PCC); #&ZE 2025 5F 6 A 30 B, FB7022 LR KA A PiF, &
F e RATIKRE . 3) suoh, o 8 X sAa &0 B X (MASH) ). 2 AUBE Jk % (T2DM)
FARRTBRA BT 5HEH A ZFR AR EERSY, BRI 4 AAAE
A P iF, A8 XM B H LT R AT

BaHY. 28X TMAECTH, Elebsiran i R LR iERK EAL A

MR R T 2018 - 4 A 19 B, N & HEFRERERAPIRMNEZ R RKEBIAKR,
HEFHELSAIBAFELR MY T RE R, TR, 1) ERERERTE, LEARECA
A X gma (HBV) R4 B, HAZ S HBV At e @R Bdid %0 £ Fib > Ba A0 a4
RS iEse, @.35%% HBV 4972 4% siRNA 4F elebsiran., 4F3f HBV &9 4% ) i b Anif
%% FAK tobevibart, AR E T EHEK Q6 HBV %95 477 2540 BRI 1-179 %, B =/~
16 R P £ 89 HBV 4% 25 4 3 s A N R A8 7T su AP o 2) sbdb, ASIAEHIV, 2 E&/ T
2t R AR R R R AR A By, de A A S BT/ ) iE At B A AT AL
A% BRIN-693, KL HIV 2544 BR11-732 5 BRI 1-753 % = &,

BE 5 M R e — A A 5 A
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U

BET2: RBEIT*, BB ETF T 5 kB FEH 9 FI M

IERTE il =Bzt IRERRATRTER EZ;’;& IGER1MA  IEFE2MA IEER3ME FEARMLE milkie  NEER S
BRII-179 s & S1F
Zaprssas Elebsiran -_— Joeprp
Tobevibart 7 et
BRII-732 S 21k
BRII-753 [ 25
s m———", T oz

RiR: WG E R, BAIERF LA

B B3 *%: Elebsiran £ Alnylam Pharmaceuticals, Inc. X BL&9—#FF¥e1& HBV 4972
A siRNA, & 72 % % HBV RNA 4% & A B R4 SR K R @45 69 = 4 LA A8 &,
H TR LA 4T3 HBV & HDV 69 A 424 m & &M, Elebsiran EiL L FTi4t4 %, £ B
%%%Mﬁ%k%&,m%tﬁmv&wﬁTﬂﬁi - H o 3T 2020 F A
V|rB|otechnoIogy PAFAEKPEREFALTILA elebsiran 895k KA. B ATA 8]
B4 Elebsiran (9T E mEF BT =AW //: ENSURE (Il #7, —F&5 %), ENRICH
CIL#A, FR %), ENHANCE (Il #, =B H %),

B %73: BB 2569 Elebsiran %7 LA 477 2b KJFFE AR ZM PIREGRE AT 5

R WBEMAER, BEIERS A

B EZAER. NHES ElebS|ran M Bt 2505 K R % o0 BAZAL: 1) 25H1, ENSUREEﬁfL
% 4 FAF]: 48 Bi& ﬁ%%&&ﬂ&m%iAﬁ mw%ﬁ””1smﬂ
%%ﬁﬁ%&&EmumsiAﬁ 2) ENSURE #F 7% 4 IA3: 24 J IG5 % 3. @
ENRICH #F % 897 45 R %% 3k

BEHL: BREAASO HhkllaBilER, F6[ABRGMTRPRT

NEMET B AL AGE 8 617 5 F RIEIE, £ B 4. mRNA JR 3 . Sk 540 A F 2
@%%’%%mﬁ%%%&ﬁﬂ/&f@»MmE&%HW@%K%Mkﬁm@ﬁ%ko
NBARFANGNELEL RO R AEHNFH R 1 23524 H CT102 4957 K %4
ABERNEARLE B TR IHEE (AS0) #4h, HixFRAMEFm®mAIE LT

B EARFE: N BB qitE K GalNAc LRI IKF 5 M AAEAIR, K
PCT £ A CH#HANEE., RMNFHX, HF P08 GalNAc R A M4FayiLt, A 4#H1L
FEM), B TH—/K GalNAc H K. BBIEMERT &k, ZHRAEBEEELZINE
I BR AT GalNAc 1545, MM EILEBFR QTG & Afemid, HAERAKLR
ER, BE DA ARG HBEAR, @45 NP, TLP. GalNAc #HZEHKAAR, N3

CHRIFT 25 MAAF A I, MAHIET T S8R 2h 4 - R 693 37T o

B BREE: NICHBET UK 3’5%?’7%&%?&5&%% B ERREFE, LD
TR BARF &FE . TEGHIT R E-F FE Al ¥ B R, BRIt

BE 5 M R e — A A 5 A 40
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B &E74:

WN@MGMMcﬁk\HP Wik e it B RS, S E S AR
WREBRR EHITT Z%H 5.

FTRIFER: AOHBEAR @, N AHEHEE 21 M, G5B Mm 12 R, K
W3M, PHER, ABH1 R, EREQLERAETE, SEEELE., So/E,
PR E, RERE, VZV, RSV, TRAF X 5,

B E &K N A ARG THAZER 2540 YKYY015 4tk e B . £ BRI
e RiRgE, B A | B3GR KB EAZT P YKYY029 4t AT B, £ERMFTE
e R R, B | A K RXIE E A 34T P ; RSV mRNA 52 % YKYY025 JE 43 i% A= VZV mRNA
& YKYY026 i4tiR O3 /3£ H FDA s kiR bht ., Nale R AMMEGEN &
HB AR Py 4h EHA CT102 EAFTEARMKELER S LESF P OFEN
lla #Al6 R IRIEC Tk BT i85 CAF 69/ ER 2540 YKYYO13 JE 4tk e+ % IND EE
X,

X EH: RNAI RARFIFEA L &, STP705 BRassb A |1b/ |11 27 % 43X 18

X E? (Sirnaomics) & ARG KA FNBABRIUE || AN K EKIE 49 RNA 55 0% k3R
B, TEARERAAEREMS FHELELZNT Hl, NAWAH —LZE, FLo9E
H%lﬂ;%WAQQlﬂi%yﬁﬁ&%%%kﬁﬁ%%?%%ﬁRM|%%%mMAf
B RIT k.

FRHEE: BN BEEZETEAAE, EFEAREANPIERE: 1)mmiaiE
RNAi fik X 22 % mRNA 49 7 ik 2) /2 3] &9 RNAi 2 mRNA i 1% - & 4% 694 i Bk &89
28 7% 3)siRNA 3 RNAi Ak K Ba9rk; 4) 42 1TF; @&m&&ﬁfoamAaﬁ10
RHTFPERAGEFR; 10 ATFTERBLAGEA; mm%mmﬁﬁm%$< %ﬂ
4&845%iﬁ)%%&ﬁﬂ3ﬁ%%?f¢ 035 35 M F B E A wiF;
m%ﬁ%ﬂ¢%(@32m%@%ﬁ%ﬂ¢%%24%%ﬂ%ﬁ%%T%%ﬂ¢%:
11 AN E A P 93 A E S ERRE L PiF,

HARFS: 2T ETHFAFHARNA ST HHEFS, @3: 1) AT RNAI T4 5%
Byefshthi PNP #i%-F &, PNP #i% -F & 7T Al it B3f 4 & 4 2569 77 XA siRNA =
mRNA 3% % tmfg, ﬂ;\t‘rué%%f—/\u\,l—_é’y siRNA 488, TTRINRE SAELR,
LR B, PNP i# 3% -F & T AL M0 A 34T £ 16 /R, B/ ARG F1E; 2) AT RNAI
ﬁa‘i—/\% 525 B I m i 9 GalNACRNAI ##%-F 4, .4 GalAhead™#= PDoV-GalNAc,

BE A5 AT 3tk M 38 A B IR AT il ELA 38 2%69 AR e 4 fo sTRNA W ¥e @ik it
GaIAhead“"fIE‘J PDoV—Ga INAc 1R SE Rk & AdhAn Jh 4% 69 RNA 4545, et Rl itde s — A R %
ANER., B TE454 GalNAc-RNAT ##-F 4, /\Elﬁﬁ‘?f'lﬁiﬁ’kmTélﬂﬂbﬁﬁ‘ﬂﬂi
2 OFATSEARRES, %kﬁTﬁm%&?3)Mf&imMA% % 1% FaFf 34 2|
A 4m ey PDOV F4: 4) AT mRNA 57 S5 B L J% ¥ 69 PLNP %% -F &

%&ﬁkﬁ#%%ﬁ»ﬂéyﬁWﬁ@kﬁwx%%ﬁﬂwa&nﬁﬁﬁﬁ%o
HESiE B T2 E N IEATIR, MATIE BT AR R, BSOS R, R AR R A
T BE 5 5 o

X i E BHREIREG T LB IRIBAT || BRI NE S I 57 RNA TF 12 5% 3F 25

FHEEHER, BRIERFLH

JE: isSCC= $EKmMh R4z ; BCC= Ak ; PNP= % Akzh K#i#: (PNP) RNAi i##%-F4&; PNP-1T= ATRBALHH

BE 5 M R e — A A 5 A
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B4 69 PNP -F-& ; PNP-IV= B T# Ik N2 2 mBichl ey PNP -F& ; PNP-ID= Al T X A4 2 mBLH| 49 PNP -F & ; GalAhead™= ¥ GalNAc A M 5 RNAi fit K 318349 GalNAc
RNAi ##%-F&; LNP= BT % mRNA 8976 i 2 K A2 (LNP) #7544 AKBHF beta—1 (TGF-B 1) A3 A A485-2 (COX-2)

B BOE&R: 2RRMNBITAEFRAHI, Ko, ho-F AR ADC 57 5097 £ 1L
Yo BB Y, Bk RNAT 57 AR A T — R BT 277k, 12 B AT 2K RNAI J7ik
T2 T I8 ATUIB B TE KBV s . /8] STP705 # H 4% sSCC A BCC CLEIFEAF4 757
FAn g A AZ 5 £ BCC 49 | la AN RAT X6 R AHIE RN IT A RAF, KALHY
AR EH (AE) R F R EH (SAE) . X TZFRIFOGEREREAAAG LS
H P, NS E RS B4 e AR 1sSCC £ AN b/ 111 K4 X3, RRY
B iE R IR AR T R A2, VARSI STP705 697477 1.

B E75: STP705 51477 NMSC 49 % #FF. 48R0 A28 RAH T /= 4 N 1% 7

Rk FHEEHER, BEIERT A

MBS

Aietid: BHERAIERTSHEXNER, BREY ., FRAEHBELILSEMERA

EBHER: DEBRBHMGT R B A LT E—HIN, PCSK9. AGT % = lEss#t Nils
F: mRNA JZ B9 TF KM AKFA G R S 2L MBS, VIV, HPV 5 2 A% % = B &
ARSI R o

ER A NE TR DS AR ER (JT002), JT002 22 5% 4 dhfe & iR ek & FF
RO — R A LT AT DR ERNFERN, T2ATETIHELEX FE | BIERK
BHERETTHRFN AN, Al iiNFe £ EHE, JT002 ©F 2025 F EF
FRZRBA N A R .

R A4 IBI-3016 2 5 X HAMESEefen AGT 49 siRNA 12 2h4p, N BiEn
Fy | B R, VATRAE IBI3016 /242 B & o JE 49 5 A PE BT7 3K

Fad: NARERBAMR, ASHFRMLEZEESIE (CKM) A TS, FREBE DR KT
&, OIRFKRFRBAFE 5 S SRR FE. AC F6F.
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