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1. BEAMA

2023 5, Alnylam #9 PCSK9 ¥z % siRNA Lequio iE X Gkt g, 47
BT AT LT AR BR B AR B W IRABR G SRR, ST T NERE
BAREMEA ], DR ABAMAABAE B RIES . 2024 FA41, H02
F e A MR LTS TR DB ERAKEE R, 4 0nE
Fa I 9% (NASH/MASH) 69 /) A% BR 25 40 8 B A 3TN IR b o 3 5 A 3k 2
BRI, A RAES(BI), BAELE R HEHH AT 40 /2. 20
L% o DEER B MApiE e mRNA, T AER T EBE QL mH
Lirskia, KB GEARY MR R. HhkBdpsart, ERGMER
R IEE . ARBHA. HARRADEZ ., BB FEEHE. A
PR AR HRBT —A “RNe”, KRAKRET 2 ARLE A B
HapaE R IK, FEEF VBB AWK RS, PRk @, Rk
FFAIE,

2. BB HH

21. MR B4

NAEER P R AE K T 30 AN BR(30nt) 89 EAZITER A7), A F 6
F N FHAZBR (SIRNA). B AZER (ASO). #4/)> RNA(mMIRNA)F=4% BR & Bt
K (Aptamer). S¥ @B BRE QRGO LR NS T. Ko THM(OFER
k. ADC. &&& 8. ZRF)RE, MR G —AL A RNA A ¥er,
Wi dpH b R ER A AR R, AR EG AL RAME S G Fo 5
H B R IR BT

THEE A DNA ¥ 2 RNA, FHH mRNA FEEAK G Hdm
R A it4E, DNA R ERE ZHEFWE R TR IR A EFT IR
WEAR, ARl KER. REF EAEZIAN TG RE M ERIEER

A& 2: B TR T EAN R R mib & it AL

Ak
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TS 2t DNA A EHRE 7
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22. K “HBART Awm CBERY, IBREME AR

NEBRBGWIGTARS B, BAMEZAKRI > TH—RFea B nka,
QAEHEE, TR, RF, AHATILZE OO EIGST B,
FEoit, BATAROIENHMIT AT KL 700 # & G40 L4 H,
X E G 0 %A A B 44 b AR GY 0.05%. mAEL R AT 1.5%49 F
NEFahmaax (&R RNA), H+ 10-15% 5 % mA8 %,
A1t 0% H R FZE AEAM G AT DT Ko FHMh¥ed, mAHEU
mth¥e b, OFERSNRERIA IR, RORZHEH, TH
Fo b o BIRF], ARBEMNE R, FHRNE, Lla&aftnthy
FRBERT ERGIEK. @ DR G Laas AT ETA R G &
%, ARABENLFRAEZREARGERL, KRk L@ER “HR"7
AZE, #AALTOMZQRELEMERG AL, & O RR
Zh M X R

A& 3: DB T RSB AELTAES A

&R A
%,1.5%

5
BRI TR 40 R xai
b % RNA, 70%

FH & B : Warner KD, Hajdin CE, Nat Rev Drug Discov. 2018;17(8):547-558.. CNCB Research

R, #F5 T DHERGHOERE, MET &G RkemerT ik,

ERFRRIIE. R FTFRANFE B K 5

vV HEARAMRE: AReaBRARFT, LE KRGS IGL,
BRHGYITRGE B, ML, FHRFRRELZRT KIS T,

vV BRRX, RHMARIK: BETHAEGEQREmY LIF, 2
Y T FE T AR, @ FREDE, RO TFTHRIXREMN;
B BE R T @ L& ERGBELY

V BHEBRHEEG: APHGBREAR, SEFRES, TR
AR, HE RS, FRRANFES.
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23. VB HHH T2 XA

LAT R 54 £ 2 ¥e@ 4wl RNA, #1E AR5, ZRG DR
a3 siRNA(R RNAQ). B A% (ASO)A=4# ]» RNA(mMIRNA), — 3k
KHREZDEEMEIERAD RNA R A DR AT 53037 69 = 5,
wn bb AL 2 69 3E Zm AL RNA W R A2 % a9 52 75 ) o

B X FEHHBR (Antisense Oligonucleotide, ASO),Z —#t ¥ 4% B 4% 38R o
F, A¥ mRNA 7389 EANE, BH A 12-30 MNMEBER (nt) 5 7 6942 K
Bo ASO ) ZAF RIALFI ST 50 A B A ALE AT REALH] . Hoob, Bzt
W 3B O TILM%Z: 1) 5o mRNA 24, KIE2 45 10 % A
BARMEFE; 2) 5 pre-mRNA &4, FIS I FRKERAL, AR
mMRNA 3 3£; 3) 5 uORF 3 miRNA £ 4, rakrLipHlE R, K LA
MRNA # % 4) 5% BMFHAE 524, WH S ERFRIL. BAEK
FAPLFI F, 1) ASO EHNmMAL(LT R R M), EBAERREE
H1(RNase H1)894E i@ i 53] L4k 5 247 mRNA 24, 5142 mRNA
BIFERR, Mmdpdl& aeikik; 2). H5EEFmEMRE Ago2 E a4
7 7% RNA i $- 502k SLAR(RISC), 3lA2¥e mRNA G9T5 AR, Ay ) 48
xX&EAERIE,

B % 4: ASO 694k B AL4)

A: ASO 5 32mRNA raion ST Gy e B RNA B: ASO%9
55 & Al HAH Ay
o anigton 5o ] 4
o -’/ 1‘I_\- mRNA T T EXGNT [ EXON2 | EXONS | AAAA
rans or] Hﬂ.ﬁ Cytoplasm
@ R R

mANA —{(BONI G0N }—— AARA  (B)
mANA ARAR

W A% sm,(,mmi,if;'!“““

.
Pre-mRNA [ExonT -1 ExoNz] {Exons}—omh AAAA
7 ANA polymerase
R aQ
O
\

ase

Cn
Q
Q

mRNA

Cytoplasm
A E )iV
mRNA —————{EXON] | EXONZ | EXONS |———— AAAA
33'%% SpllclngT
N\ RNaseHl*iAﬁﬁ&gﬁHl
N

T Transport

AAAA

PO
=7 ANA polymerase RNAZK AB§  Nucleus

# 4% K : Therapeutic Antisense Oligonucleotides Are Coming of Age, Bennett, C. Annu. Rev. Med., 2019, 70, 307, CNCB Research
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T HAER (sIRNA): AR A B BR T . (RNA interference, RNAI), =& —%
k6948 RNA 2-F, 8% A 19-25 skt (bp), & Dicer(M 4% RNA
HrrtEbg) e T, EP—5&4&i 1A T584 RNA &4, 7—5%
iE L% (Passenger 4%) R A&, SMRKIsE RNA(dSRNA)F A4K A
J&, AWM AF T 09A%HE M BR B (Dicer) 3 B Ak, siRNA. SiRNA #E A\ 2@ f8 5
Ago2 & G a¥4 siRNA &9 iE 3L 4% (Passenger 45)[&fF, ¥ R L 4&(B 4=
RNA Z Ah£)40 % A RNA % LB 2 &K (RISC). RISC i it & ANEL AT &%
7 X5 BAR mRNA 54, FlAe A BMEM, KmdphltatEa kA,

B % 5:siRNA F xR T~&R

s R é\ﬁ&silRNAZ%#h
b8 % Ut dsRNA ;

ERRERERERERERH | ek
I
k Dicer :
¥
! _
SANA _TTIT  rrrrr B ;—TTE{;A
o *NE

Passengerft N

\/.&ES%/ RISC

$2mRNA ‘
, e

T e

## %R : Encyclopedia of Cancer, CNCB Research

#)> RNA (microRNA 2 miRNA): miRNA & — %42/ 49 3E %345 RNA 2
F, A 18-25 AT F 7). mIRNA £ AMIKN ) 2 A, fminkE
. s, AT, RF. Rt 5asisfSA2d42d LEE KR
B RN, £&BF, mRNA BFFEXEZHERG R ERKE
AHAk, QFERBE, ST ARV LETHERT. LALZHY
mMiRNA A B H BT R BEARG IR, EEESERLT PR
EERGER, MV IEITT EFF LA mRNA TTKAL Ago &
B 4%, RISC B 44K, Bif4 4% mRNA, FE¥e mRNA [&fE, R4
miRNA 5T 8 iT 5 mRNA &4 TLaE H80i%, Amiphlta X & G,

& L& ASO. siRNA F= miRNA VASh, —ahie M aydEZma0 RNA L&
TN EBRBMA R T w, B4 AR EF RNA(competing
endogenous RNAs, ceRNA). 2+# RNA (circRNA). K4£3E%% 75 RNA
(INCRNA)% . H ¥ ceRNA T XAillid miRNA & & TAH(miRNA response
element, MREs) 5 miRNA £ 4, A ip#] miRNA FE9 A B, L
¥ R 6 &K KF. circRNA £ —# 34 JE% 4 RNA, €4 MREs,

T A AE ceRNA 1EH, 474 miRNA SFE LA RS, LiARLIRG X
ZKFo IncRNA ZKE KT 200 MEH B (nt)4a93dE%m L, RNA, 24
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INcRNA #9485 142 (sORF) ¥ %L LA A4 & a94a T 100
ALBRAY DK, EBBTRE, EBRT S L6 T LB A
A RBEFREAR, RHELAGGhe S foEE L WirE Y.

M BR & BoAk (Aptamer) &L A2 F LG/ NAZBR Bh At R, HBRE Bk & —
AT A 89K E A 20-100nt &9 % 4% DNA 3 RNA 5~F, ¥ BA i 4%
ER = EM, N FRFFFrRE oS, TR T LA
ASO. siRNA. miRNA ¥ ¥em A A a9 AR B hLs), HBRE BLikay
ME 5 KT RARELGEM, LA “BRR”, %394,
EBRTAR, ARGy TFRE LY, Bhbiiktd, HiRRE
BARDF &, LRBEIK, BEFEHZR. HTERESM, £7
AR AAKE Ko

A& 6: BB E RS TEE

TA
CG ¢
¢

A > —
T-G-A ATC P R =4

G

¢ A s
X f
1 ACTTG
Cee T
BB EBARRT 5 A WA RR B

4% % : DOI:10.1038/mtna.2014.32, CNCB Research

B & 7: NER B YA Ef ik
DB B YA Aptamer

¥ E 12-30nt, ¥ 4% 19-25bp, Wik 18-25nt, ¥ 4% 20-100nt, ¥4

Fp k) /15 fR Se.mRNA, 3 4294

AL B LR GREE i T RISCF% f# 2. mRNA i i RISC% fif ¥£mRNA St mirEmst b
3N Sy N
B B ??i%

s 5T 4k BT 4 Ak 850 TR 1 e

P 5 £ fil A Ak miRNA A R

B I B ) .
i % 7 A% 16 50 % R e B 5 P (B )
. %% @5

4 i’gfﬁgﬁsmm i Yo 3 2 AN (R R 5 AR 77 2R A (A
27 53X 94 )
13z R, HP2RBTF,

&3 AL RELZGIHERY  6KsiRNALT A # A R 2K, AFIRTEBET

e

FAF KB : CNCB Research
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24. NEBR BT K. £FRAE

SRR E LG KL RAL LN, DARBR Mo R B 1%
B, E(FAR)GE, FPET. PG, Hdhib
%iiﬁ‘io

iy B %
%, LERK

EREEFG;, BARFERBR: F4TROLRGME, )
VR BhEREF L@ R, NG, R, Ak, B, S48
BRRF . BARRELRE 1/4 EFFEXAIIE, 1/5 4185k 0m%,
1/5 A3t Km. BN DR GMT KAk, HERABRR
AR, QLIESE (A B W) T, NASH/MASH 5 % ARk (4 &
=)o

B & 8: MEE B WA X3k

o« F WA o« AFNHT e KE o BRER R 1S e FRRNA o MER F 1K
o K o A BN e EAME 4 * LNP o X F

° E] ﬁﬁ ° éf‘gé\{j_l& . GC/;:I,\f;_T d 7}2{%}%1‘%4’% ¢ GalNAc . i)-"(%

. 1B o« RtEH o AAMLI * CDMO

FH kB : CNCB Research

S B R — BRI W R R e B e, AR
bR R T B AR K BB, R IR 2 AT K o R TR,
Wit B AR A A B Aexd 1 40 AL [ A9 AT IL Y, AR 8RB B K B0
Bl kB, B HAREIBEAI S, FRITERTHLNES
BEI, I ERE A AT fe A, TR
R4 &

BEHBAMNES: e )s, MEBRHMHEITAATEA S,
RERAT DT AN, K THRAEGHOSEERL. B4y Rt
TR AR, R R A ikiE Tr X

BAEZAEE, BRAZLERKRE: RS EZRAL R,
MM EARG S TAZ (B AT A B A BB BRI L ik h )P & 5 4
K20 al Z i e R, &2t TLeg iRt it R Gy &k,
CMC & R KBEABHME, I, IEBRBAMOWEFATEL D O
SRIAENE . BRMAF T @RS, PliesmRE RN EEE EHI
NE A, RRAMKEIILF, 85k, BEALLELSR. S F
BRXETRFERFH R, ALDBLIIER AN DR S T bk
R, BA CDMO 3], SIESH AN, I FZA B EiL,
LI B EAFTERG T LA, ¥—R Aok B A B B0 L6y bk
A
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2.5 F B4R AR, R T fofiBE M A /)

KRG AZBRAAT MR £, Rk, FHLAELELAMNA, LF
AT AR R & RS T e, HFrktfesdtit. I
BR 45 AR LT VAS ) B AZAE A B BR S R B9 B 3R, AR B R Ly ai i,

BAGAROGL B NE), At AZBR 25 4 09 4L 524546 7T 40 R BR BR B A5 4
RGBS A Fo BRI ST o BRER B RASAR T AR = MR ER 50T 89 SuBs AR g
N, SR FaWELRN . MBS RS 5 e mRNA 694
St IR AZEREE KRR, TEAR IR R . AR A AR W] FT AR A A A
0982 PEAe 5 ¥e mRNA 89 FF= 7 o % R 89546 e 46 5 — R a9
BEERBE(PS, M AR T BUKARER 3K A 69 — AN B i AR T 15 B ALK B
BR ) Fe 55 K09 F A BRER BE, )R BRERBEAX KA RNA £ 309 F 51 (A
i), TUARAFEMBILGR ) . BHRBRES 5 £ MR b 5%,
Ry R FENEIO R, BEXRET H =K A E 449 PNA,

NP. FANA. LNA 46 K, A RRBAYeiRF T KRB Fo
PK-PD M. RENFHSIME G I ST Kmart, a1
T ERAKA AR EFEAAERL, REMERMBEL R K,

B & 9:RNA — R &M 5 BB L 51546

I[E=% X F:

A
[ |

WA AR

AR
}ﬁ%
AZ IR

TR

-5 AR B — R4k

- B AR ER H LA AE 154
i 14 4% @\ | A |
ux e |
é’:"d@*i‘; | v kakER ,/ G o LNAWEAR  2-F &4

iR

FAH& Kk : CNCB Research
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26. BERA%: VEBRAMFRYOBIESEN

DARBR B B R EAE R E BN B ARMIL AR, F - FIRE o R B
Mff, %I IRA. fem b agiR B B4 IE VLB i AR e U BE AR
HEF—RP| Pk, BERAEX—FPRBLAIETEZHER, RAH
Azt , BATZ K Z 3 ASO 13K A4 RNA 7 Rib#, A%s
MAe B 2O T B A M AKIRSA T, f siRNA F= miRNA 5 #& & fE
RIIZFE, B Lk R A RNA #HEH X, §FE2HHROEE R %,
Y AT IR A KB X Z L6 45 LNP A= GalNAc.

LNP: FERAABBHX AL

LNP & —#P8 & T ARG AR, 50 Qw9 RNA 24, % RNA &
RERBREAA. TEBALRAMRARG @ICIE, K3te69 RNA B
HE| IR, INP BiERABLEAECQITEIR. RASMEEXZR, 1K
NErstWE L rmiky, RAMATR AR GHMER %, NP
HERBEBHERE K5 F =% mRNA, £ Moderna & BioNTech #J
MRNA Z @ P 2 A, £ 44K, Alnylam # Onpattro
(patisiran) & B AR M L8 LNP-siRNA 2540, HILRE, LNP 245
AR, EH&EEEERRFRARS, ELBRME. aksae
BAETE, TREFEMERRAE . THFIMER, L XEEIRIT
Ik (FF R VE S Am 20R 2R RSN (LR R4 69 R3R BB 40P,

B % 10:LNP £+ & B BA1LINP B EZGRETER (WEANE, BXK)

% 8 3 _ﬁ, fa % 3B %

““ BT ESY

o ez 8 an

Wé . 0'. . § -
ZATOAR @%@ % e oo
¥ %@g% vy SiRNA

T
~50 nm

K&K : DOI: 10.1038/541565-021-00898-0.. CNCB Research ##RIR: Alnylam. CNCB Research
GalNAc: e R &SR, ARABE R R

HIERAREORERARKPOETERT. RTEREAFHENE
sk, HESXRTILFHANLREaR, AELFa®ss., &
SHREG. BORF. HEFQR. FHELELEFORE. ARt T
m&E A RAERLEFRAELERG DR SR T, el ikdm RERE
AL BRI AT E,

N- L Bt 89 F SUHE B (GalNAC) 4% A i £ R B B 546 2 5 AT R % A 8%
VBB ER R, RS FRSEaFEGGEL S Mk ®
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#9 ASGPR #4), B @mkA A A E S, PTERE), 4FRIK.
b, GalNAc LR &H5F =/, TRIRTEHTXNEEHRANLE,
R B BT B4 . ABECT LNP, GalNAc M2 HH %, KA
1%, £~ 2 AFHE. 2R, GalNAc LikFe@ i Asrey B g, B
FRABIRE LS T =89 siRNA. ASO ¥, LikiE# mRNA X XE K8
AR o

1993 4, Berkel #4040 K I = fik ¥ SLAE(Gal) 1B B 40 7T | & v5) A B 18 1%
hah, ZEAT 2013 F2 4., ALt Alnylam N3 FRT
GalNAc ##EH K, HHRTREWEFRE(574 E4K%). GalNAc
BAZNET B EZR K509 3, TUSZEA 5 mick &
o R R R KRR IRAER G T R(ASGPR)ZE 4, EREFZF AN T
TAmAn A A ML AR, Alnylam £ 3L GalNAc-siRNA 43,
@SN A, A ATk R & GalNAc i#i% A Y, A 89 6,3E lonis IT
K GalNAc-ASO(# A& A LICA)i# % & %, A Fiz#& K& Wainua &F
2023 3R HL, A B AFEHLEY GalNAC-ASO 4.

B & 12: A 85 = f% GalNAc £ 5 1+1+1 =4 GalNAc =& B
GalMAc

e
sensestrand S !
smmvmmm-Fm inac
3 e
s

triantennany
antisense strand GalNAe

"

-

A - POIPS linkage @ = Nucleoside e el YN
siANA (1+1+1) trivalent GalMAc

## % R: DOl:org/10.1002/chic.201500023, Alnylam. CNCB Research

B % 13: GaINAc # £ RE T &R

SIRNA- anti-miR- Nucleic acid therapeutics
~{p . GalNAc Uy, GalNAc & small molecules
i Yy
L 42 o
2 2 2
3 . rd
) i XY
ASGPR ASGPR ASGPR ASGPR ASGPR ;E;
l Endocytosis l Endocytosis l Endocytosis l Endocytosis
CYTOPLASM ASGPR
recycling
osome/
sosome
NUCLEUS
po Nucleic acid therapeutics
sIRNA w anti-miR ASO v & small molecules o
e o Ea% -
[IITITT LU S TTITTITTTTITITTTI KA
Gene silencing Block miRNA’s function mRNA degradation Trigger certain
via RNAI pathway by binding with mIRNA by RNase H biological function

#oF k& : DOI: 10.1016/j.omtn.2016.12.003. CNCB Research

BN RERGT &, £ AN R %, BN kbs
BT R G B 2RbELLE TR —RBK, FRRORAZN,
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3. 2RVEBBREMTY

3.1. A F R NBBR B K AR

NG ER A0 KR M AZ, & 1998 FA BB IR E 69+
ZE9, EBRAMEEER, HE 2015 FICH 3 H&Ziks, ¥
FIWBK, oA ETTHENR., THAGHHHEN. AR Z 2N
M, BATHTRT, 2016 FAAE SR ASO B4 L, T T I
BREGMT HOIRH. L5k, MEBEHRGHRY, KRMNEEAKER
F ¥, 2023 FiE a9k % 3] £ 4A(Incrasiran) £ 2 K A NAZER 24 69
FRH “HeB”, R A S N EATIR A K Z PCSKO 4 o fi5 37 &,
ITFT K B (EE T E%AEIA 30 £ ), BT A )RR
B K M. X 2023 F—F 4K 4 RITDBR G RI. RE
2023 F, AREH 19 F I HBRR BRI, HF 16 HAEE. 2023 F
SR A EARAE ALY 42 fLE T, RkEhe 11.6%, 2016-
2023 “F CAGR iX 137.1%.

B % 14: 2016-2023 SF £ R BB BT FHAAL Bk 15: 5 F M DR AHHRE L E MW
W A FR AR 2 AR B AR (L £ L) CWES AN A ST e
>0 ] 42.1 5 - ( )
37.8 I o & 4
40 325 4 ] KM ZH IS,
30 | 26.9 224 R At 33
3 .
2 2
20 A 2 4
1 1 1 11
10 A 1 A
0 A 0 I I| T l J
2016 2017 2018 2019 2020 2021 2022 2023 1998 2005 2012 2019
FH KRR AT FH, CNCB Research FH KRR AT F A, CNCB Research
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32 AT % &HEET, lonis. Alnylam. Sarepta “=9 X TF”

LAl BT Ay Fe R EF, %% Sarepta #= lonis JA%~ ASO T
%, m Alnylam JL-F% & siRNA 77 % . %% (Novartis). #)1£(Biogen).

5T 7 41 & (AstraZeneca) U i@ i3 5 lonis #= Alnylam &9 &4 7 By NZBR AR
¥ho MiEHE incrasiran JF, DR GMIETABREIEZETAEEZ LR

AR, o
B 16:2023 45 BB IR AMK, BN R B % 17:2023 4 16 AL LW (RS TRT) MRS
hEBRIMAR, BELES
Nippon shinyaku 6% 6% 13%
3%
Sarepta
21%
Alynlam
36%
FH KRR AT FHE, CNCB Research FAFRIR: A FTITH, CNCB Research

B % 18: 8L % 2023 &, 2 KO LT IBHRAL—K

F5 RNAZE Lo EH BHRE FR A& e B 2023 A(fz £ L) R (%)
1 ASO 1998 Vitravene  fomivirsen CMVUL123  E @ity 2 AL M L £ (CMV)  Naked lonis/Novartis
ASO 2013 Kynamro mipomersen APOB K%M & 12 B B o JE (FH) Naked lonis/Novartis - -
3 ASO 2016 Exondys 51  eteplirsen  DMDexon51 4 K L& % & R 4 (DMD) Naked Sarepta 5.40 5.9%
4 ASO 2016 Spinraza nusinersen  SMN2 exon 7 AR AIUE %5 2 (SMA) Naked lonis/Biogen 17.41 -2.9%
i AE P PR AR F by H
5 ASO 2018 Tegsedi inotersen ™R LR RREEORE
X % (hATTR) . o
FARTE S SUfE b g 2 lonis 0.35 5.9%
6 ASO 2019 Waylivra  volanesorsen APOC3 54 (FCS) Naked
7 ASO 2019 Vyondys 53 golodirsen DMDexon 53 A K ILE &k 7~ R/ (DMD) Naked Sarepta 130 8.3%
8 ASO 2020 Viltepso viltolarsen ~ DMDexon 53 A KL J& 7 R JZ (DMD) Naked Nippon shinyaku 1.28 20.7%
9 ASO 2021 Amondys 45 casimersen  DMDexon 45 At K ML & 7~ R JE (DMD) Naked Sarepta 2.70 28.6%
U3 5 b A & AR AL
10 ASO 2023 Qalsody tofersen SOD1 mRNA I3 4 ﬁ;Amlsﬂ;ﬂl H A Naked lonis/Biogen 0.06
FHEMHETRREZEOR
11 ASO 2023 Wainua eplontersen TTR RIS R A Z IR Naked AstraZeneca/lonis
(hATTR-PN)
= 5 P
. L FAEM TR K K G0 o
12 SiRNA 2018 Onpattro patisiran TTR-FAP mRNA I 1 (hATTR) LNP Alynlam 3.55 -36.4%
13 siRNA 2019 Givlaari givosiran ALAS1 % V£ @ otk JE (AHP) GalNac Alynlam 2.19 26.6%
. . R JB R Mk & e B BE e gE SRR . o
14 siRNA 2020 Leqvio inclisiran PCSK9 L dn GalNac Alynlam/Novartis 3.55 217.0%
15 siRNA 2020 Oxlumo lumasiran HAO1 mRNA R K 1E & ¥ k#7214 (PH1)  GalNac Alynlam 1.10 57.4%
HPRBEEOEARLR
16 siRNA 2022 Amvuttra vutrisiran TIR B A S R AP L2 95 (ATTR- GalNac Alynlam 558 494.9%
PN)
17 siRNA 2023 Rivfloza nedosiran LDH JB KM 3R B JE 1R (PH1)  GalNac Novo Nordisk
. 4 E MR MRS R .
18 Aptamer 2004 Macugen pegaptanib VEGF-165 % I (AMD) PEG EyeTech/Pfizer
H 3 % %8 [
19 Aptamer 2023 Izervay avacincaptad C5 - iiiﬁgﬁ;&ﬁ; t PEG Astellas
it 44.47 17.8%

FH kR T FH, CNCB Research
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33.MNELRKRAGE LR, MRAMWAR “HERR”

PEBRBAMWRERLEEM. A LFE PCSKI 49 Lequio TR
FeENIE, MERAMESHEFDEZTE T ARG LGEMN, LL
R AR RARK AT ROKLE A RERY(FFEE—F—4). I
BREAM 09 KRBt N “HeFi8 7, ARYE IR 25 77 #04E, 2023 FAH )M
BRATIRGE K 4 31 A2 BD X5, EWELHY 85 IL£ T, F+371%,
MNC KZMMA L, 4T K (28 /£ T3] A Alnylam #1&E 2h4%
zilebesiran). GSK(10 1C% LA 3% 4 5] N\ Arrowhead &9 T AT siRNA 2544
JNJ-3989 89 A RM ), EAiEE, ABHBHEF LR, ERBTHR,
INFEHIE ST, 2023 AR AU 80 M B MR ERT, &
A 20 1L ET, HPARTFHAZ TR (A B AVUAT), aRIT LA
1012 £ 7T, F+24%.

AFEEREE, LRE] B, HIE IQVIA &R EZE 2023 5F 11 A 89 %,
AR 155 AN R BLAS RNA 7 R F & (R A HEE), £+ 3
AR TFEMH B 17 AT R, 58 AT I BER. AT
WU B, AR A SiRNA. ASO. mRNA TR %. ANERIE A A,
32% 775 BE A (sIRNA. ASO 4 %), 25% 4 IF & (mRNA. ASO # %),
21% A FARAP 2 ZH(ASO A, TZHEFAEBGR I #). X 19%49 %
KAL), RO AR B E B2 A T,

B % 19: 23K RNA 77 5B KBMF MR (B E B % 20: 23K RNA 77 5 F BB E B EHR(BRE
2023.11) 2023.11)
. H 3
B SiRNA AS.O B mRNA o RAt i
B saRNA miRNA H tRNA - \ o 6% 5%
® Apatamers m A A 8% ?
. -
N
0 |
ol
20 -
-
"1 l |
O I T T T - T 1
W R AT 147 113 m#s  EMH &
#H%KR: 1QVIA, CNCB Research o4& K : 1QVIA, CNCB Research

T H AR BRI, K REAE WG R ALER 24 69 TR L7,
KERANEZBHERBR KO ERED Y, AT ROGK AR
Yy, Pt — F IR ik K . M AE Evaluate Pharma #= BCG 747,
2024 F AR DB T AR AL D) 86 1CE T, kA Eik T 2025
FARD BB G EFTIE R 100 1CET, 2030 FREDHBEY
Y7 % A 2] 100 12T
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4. HINE B SR

4.1. Alnylam (ALNY.US): & #)4%& KX F 49 siRNA £k

Alnylam . SiRNA AR89 £ k&b, mZF 2002 F, 2—KET
RNAI R &9 £pHI NG, NAFAT SN BETE, QLR
LNP #= GalNAc -F&, UR—/NHAT Cle Al et itiz-F6., L+
£ CalNAc BEHARNEMBERE, FHAFF. AaFRXT=KFE
@, 4# STC(Standard Template Chemistry) . ESC(Enhanced Stability
Chemistry)#= ESC Plus (ESC+), i id TRl ik X 891k 52154542 7 siRNA 25
We9 53, Alnylam A K % siRNA A F T %, SRR E T
. SIER . EEm. PARAPZRAARAAR, BATCA 5 FK
SiRNA # 25 nx 20 3R st L 77

B & 21: Alnylam =4 GalNAc-siRNA -F & (STC. ESC. ESC+)i34hT&E

GalNAc F
"000000000000000000000< i g,
" 00000000000°0°0°0°0°000, Ps
F

‘00000000 oooooooooo{amg ®ov-

- 0000000°0.0000000.000°0_ P

, alNAc @ GNA
e 000000 © oooooooooo%gmg ‘
0000000 01 0000000 000

5' @ one
PS

F: 2"-J #-2"-# ; OMe: 2-0- P& ; PS: s K55 F5: GNA: & —FEE 5

F# % K : nature, CNCB Research

B % 22: Alnylam &= &% %

PRODUCT DISEASE PIPELINE PRODUCT DISEASE PIPELINE
ssssssssssssssssssssssssssssssssss

Queparmmo® hATTR Amyloidosis with Polyneurapathy (PN} _ ALN-HSD NASH™

s — .

GIVLAARI"

(gvasiran)

s o -

wwwwwwwww

LEarEy lemia ALN-APP Cerebral Amyloid Angiopathy (CAA)

Vutrisiran ATTR Amyloidosis with Cardiomyapathy (Civ) D ALN-TTRsc04 ATTR Amyloidosis

Fitusiran Hemophilia** _ ALN-APP

Cemdisiran

(o7~ Fozsimab) Myas! _ ALN-KHK

:"'E",Lf_f.'m’! Paroxysmal Nacturnal Hemoglobinuria™ _ ALN-BCAT Hepatocellular Carcinama

Zilebesiran Hypertension® ALN-PNP

TR R 2 8] F#F, CNCB Research
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4.2. lonis (IONS.US): ASO 25447 3k ¥

lonis 2~ 8)(2015 72 %, JRAR Isis)fl 2T 1989 5F, £ ASO ZH4naf 7L
Fo FF R AGAR K F o 5] 894 S R -F 6 R ALK 248 R L K (Ligand
Conjugated Antisense, LICA), /23 Z¥ GalNAc %4 % ASO, £ Tz
HARE) Wainua LA ANKM ET 49 GalNAC-ASO. & T LICA #H AR
Ih, N EIEER 2 ANBSHEMRHER, % 2 RAe 2.5 RALF B4R, LR 4R
FHH— K ASO B4 H Ko lonis Fo T A F) K GSK\ ERFEL KBS
itﬁ%LTf%Ziv oAk, RS DER AW R E, fi”éié@L}iﬁéﬁ
B ZBEETORSRT, 2, FREAL, WH., &AL

B % 23: lonis = &% &

Neurological Cardiovascular
Partner Phase Phase 2 Phace 3 Partner Phase | Phase 2 Phase 3

Ulefnersen onis-Owned Eplontersen AstraZeneca*

(FUS) I (TR

Amyotrophic Lateral Sclerosis Transthyretin Armyloid _'
Cardiomyopathy

Tofersen Biogen

(50D | Olezarsen onis-Owned

Amyotrophic Lateral Sclerosis {ApaC- _}
FC5

Zilganersen onis-Owned

(GFAP) Qlezarsen onis-Owned

Alexander Disease (ApoC-Ill I
Severe Hypertriglyceridemia

ION717* onis-Owned

(PRNP) Pelacarsen Mowvartis

Prion Disease (Apo(a) I
CVD

IONIS-MAPTq, Biogen

(TAL) Fesomersen onis-Owned

Alzheimer's Disease (Factor XI) I
Thrombotic Disorders

ION859* Biogen

{LRRK2) 10NS04 onis-Owned

Parkinson's Disease (Angictensinogen) I
Treatment-Resistant Hypertension

ION464* Biogen L.

(SNCA) Other Medicines

Multiple System Atrophy &

! = Partner Phase 1 Phase 2 Phase 3
Parkinson's Disease
Bepirovirsen GSK
ION541* Biogen (Hepatitis B Virus)
(ATHMNZ) Hepatitis B Virus Infection
Amyotrophic Lateral Sclerosis
1ONIS-FB-Lg, Roche
ION582* Biogen (Complement Factor B)
(UBE3ZA-ATS) lg A Nephropathy
Angelman Syndrome
1ONIS-FB-Lg, Roche
Tominersen Roche (Complement Factor B)
(HTT) Geographic Atrophy/AMD
Huntington's Disease
1ON224 onis-Owned
ION306 Biogen (DGAT2)
(SMNZ) Metabaolic Dysfunction-Associated
Spinal Muscular Atrophy Steatohepatitis
. ION839 AstraZenaca
Specialty Rare (PNPLAZ)
Metabaolic Dysfunction-Associated
Partnar Phase Phase2 Phase § Steatohepatitis
Donidalorsen onis-Owned ION455 AstraZeneca

Hereditary Angioedema Metabolic Dysfunction-Associated
Steatohepatitis

Sapablursen onis-Owned

(TMPRSSE )

Polycythemia Vera

ION532 AstraZeneca
(APOLD)
Chronic Kidney Disease ‘

(B0 I (075

AR K 3 F#, CNCB Research

Ple E?fﬁﬁﬁﬂjﬁ‘h Www.ipoipo.cn
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4.3.Sarepta (SRPT.US): ¥ FZE L%, F#H DMD

Sarepta AR 2T 1980 F, HiETF LJmANMR, &9 RNA 77 &AL B4
77, RARIE R R JE(DMD)ARBAT F4, B ATA =42 DMD
a4 B, B AR AR RNA HiE 6 ASO ML, SAMEIMA —H 3k
ey KR JF k240 Elevidys, RIAFF4t3 DMD ## . Sarepta 694
ST E A AT PMOs(BEER — R BR Dk E R 4) 545099 2F BB K,
JR 32 %k pre-mRNA ZA#FN BT R AR TINE T, Adm~ AR
EHE G, Am%E DMD R Akmit k. I, Serapta BT K
% — X PPMOs -F & .

B % 24:Sarepta = %% £,

Discoveryjprec“nical

RNA Targeted Therapies PPMO!

“e'EXONDvs 51

(eteplirsen) Injection

Q-VYONDYS 53

(golodirsen) Injection
<:e‘.AMON DYS 45

(casimersen) Injection

SRP-5051 (vesleteplirsen)

Other Exon Targets®

Gene Therapy
GNT 0004 - Genethon

SRP-9003

(bidridistrogene xeboparvovec) LGMD2E/R4 B-sarcoglycan

SRP-9004

(patidistrogene bexoparvovec) et M

SRP-6004 LGMD2B/R2 Dysferlin

3
Other LGMD Targets LGMD

Other Targets

Gene Editing

CRISPR/CASS - Duke University

CRISPR/CASS - Harvard University

FH kB 28] FH, CNCB Research
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4.4. Arrowhead(ARWR.US): H i SMEK M. B, B4R

Arrowhead 2 — K RNAi £47#| 25/, 3], m T 2004 5, 2T Sk
Kift, A, MFHm(EL36 T, NASH)ARSR . # F AKX DPC # % -F & (DPC
polymer+targeted SIRNA)FF &L 89 R M 250, NS M E T A0k i%-F
& TRiM“"(Targeted RNAi Molecule), Z-F& & FT#RAAE 2 A= PK 691k

545, i@iL Linker ¥ RNAI TR EZ¥ o, BdX T ied
4&4\%, TRIM #2495 3% RNAI 77 5 A 4 i 4 2| R 69809, M
ARG LT AR R A RBOGKXE, B, TRIM X% T A B A6 F %
P AKLIE 7| (PBAVE. MLP), A A TFie@Biiky B AR IR HiEL S,
&S PK-PD £ . Arrowhead &F KT +HILE =5, BRI, .
WUR AP 42048, A~ SR L7, 3t & B8 plozasiran (ARO-
APOC3) &t T Is & Il #A, A& 45 4% 7 M4 &) A AE o 49 APOC3 A A & 3%,
M BV PR fn i 69 APOC3 F= TG, 477 SIBRIBAF AR AL & fn 4 gk
JH(ASCVD). 23] 549t , GSK. X EH BHHF XA, HLTEE
I 2

B % 25: Arrowhead &= &% %

Cardiometabolic Pulmenary
PLOZASIRAN - a» e ©) ARO-RAGE ) - ©)
peosrons Severs typertrizhceridena Fhzzez Infamsory Plnarary
- a» a» Q)
i Phaze3 ARO-MMP7 - ©
iopathic Fibrasis Phase 1
- a» @
T ARO-MUC5AC - o)
Muco-Obstructive Phase 1
ZODASIRAN - @
HRO-ANGE: Dryslipidamia Phase2 Liver
plp— FAZIRSIRAN o - - e @
Homezyzau F — @ (ARO-AAT) -ErLisease nasEs
Hryo Il
OLPASIRAN - D - @ ARO-HBV - @
Licansad to Amgen Cardiovascular Disease Phase 2 [P Hepattis B —
GSK4532990 - a» © Muscular
e ARO-DUX4 € - o
FSHD Phaze 1
ARO-PNPLA3 - o
b Fraes @ ARO-DM! Myztonic Dyvstraphy Type 1 : @
Complement Mediated Disease
ARO-C3 -
Comph Aediated Di Phase 1 @
ARO-CFB -
Comple: Aediated Di Phase 1 @

A& K 3 F A, CNCB Research
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5. v E HEBRAMNEYG ‘i

BAIEBRGHERERLRT &, BASRAN—F2%E P EEINE
R femBERFES, ABSRERM. PR S H00E K HIEIE
KA XM E R EAR, EXTEHGEE—EHERIRANES. H—F
w, EEA#ERRKRLAIGLET, —R9M KA B AT A L L
FIC B WA TS B RKAnthdy, MAETHATIN L L AN
A INFRE Ao

EAKXBHLFRCH siRNA K, BHATH siRNA RiEMHF, L E2E
%, FEEH. BREH. ERREAHNY, HEHLTER I 4,
e b &8 75(02137.HK, 1 3K 5] A\ siRNA elebsiran, 5k Il #1). 282
HiEL ZFINSIRNA, R | )W IIANER, RELRTTH 6 XA
BT siRNA, ARFZ4BHMA R, HofsEE S — AN
i, mRHLALERIK, TTA%T 5 3K PCSKI E&(3 A 15K |
)P R4 25 & A (01093.HK)—# k & KB, 7 IME 5 4 #(01877.HK)
FFRT —H 43t ANGPTL3 $e S8 Al % &, sbd, B 44
(01801L.HK) M 31N T ZH A4 t) — 3 AGT e q ¥ %o mAEX T
(02162.HK) L. 2 H 32 T IZBRTF R F &, XK AEE 2 NELH
F P IR IND 693k F FHE s, N @RI E AR, ET AR
St P 69 TAF For T o G 3

BEAREAE IR ADMBOFHLOIEHIEES, 2 FEDH-
B(02257.HK). #iaAdy, FE#E. FRAM., MPH %, 5 BEH,
e, AT AW (RER LT 688222.5H ARLTF A, 7T AN
BRMEA), KEAEVF, TLHRAEREZEALZZNREIER LY
Biotech £k,
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5.1. % WAY: IIA+aH, Tt ALY BRENFE

M A T 2007 A& B M A . 2012 F A Quark 3l # T
RBD1007/QPI-1007. 2013 A\ Life Technologies 5|t/ MZER % H K,
H s ke EF R T AT GalNAc # K& RIBO-GalSTAR A ¥e.15) i i% -
o i, BEAMTAEZTHAT IR BRGHEE-FEHK
RIBO-OncoSTAR, AR RSC2.0 B 1546-F4 . 2017 S A lonis 51N T
=3 ASO ¥ %, BEEFRME+A 487, miEirie T FE000
MER AR E &R, BET ShEf XM, HR. BRARRK. F LK
Fo A E R JE S S AR IRIGTT AP 2024 F— A, miEAm 5K
AR B)E R T A 20 LELWY SR EAE, BAITE
NASH/MASH siRNA 2544,

A& 26: %% AN > HE L

IND
Enabling

aralE | kEm ERHE

IGERIER | IGERIIER

RBD4988  GCGR ASO 2BUMERS KepEx [ ' 4
RBD4059 FXI RIBO-GalSTAR™  Mi2itskss 2% L D>
RBD7022  PCSK9  RIBO-GalSTAR™  mpgimiE (V&*Eizz) [ >
omgm REPS044  APOC3 RIBO-GalSTAR™  EfgmsE L8 C >
(Kifftesms RBD3045 KR  RIBO-GalSTAR™  mjsimif e [
RBD9079 ki  RIBO-GalSTAR™  BmE 23 D
RBD1055 Fi%E  RIBO-GalSTAR™  EpsmiE L1k >
RBD4094  #E  RIBO-GalSTAR™ s 2w [
RBD0066 ki  RIBO-GalSTAR™ BR L1k | —
! o ZH ) | >
- RBD1016  HBV-X  RIBO-GalSTAR = =5 C >
RBD1073  KiffE  RIBO-GalSTAR™ NASH* 2% [ o—
RBD5083 ki  RIBO-GalSTAR™ NASH* 2% =
RBD7007 RIGE RIBO-GalSTAR™  IMEIHXER 21 L D
RBD2080 ki  RIBO-GalSTAR™  3iAIR%FER s [
RBD8088  IME  RIBO-OncoSTAR™  [aE:HM 2 D
RBD2021 i  RIBO-OncoSTAR™  [RISSE 2 D
RBD1101 ki  RIBO-OncoSTAR™ [/ 2z D
ZRH
RBD8076  #igf  RIBO-GalSTAR™ HAE* 2% [ D
RBD6096  ki®  RIBO-GalSTAR™  [Migids&kis 230 D
RBD4086 K%  RIBO-GalSTAR™  fEihikim 21% =
RBD1087 i  RIBO-GalSTAR™  #iEitsm 28 [O
RBD4084  iEE  RIBO-GalSTAR™  jEfsitsss 2 [
. NAION* 21k L >
ERR%EH  RBD1007 Caspase 2 siRNA - 21 r n
“NAION: IFENBKSIEATEBERIIEMIBERTS; NASH: IEBRILISISIEETS: HAE: MBISIEME K
“RBD70224 P EIARE R MR E I ST,
L FESNBIE R

FAH KB 3] FF, CNCB Research
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5.2. Xi£ E 5-B(02257.HK): BB BRSSP Bt B A%

X% E #5(02257.HK) T 2007 2T £H, 2021 FFHFKREF. N
0 KT PNP(% Mkth K #i4:). GalAhead™ibi% F&H K, L
GalAhead™ i #% -F- & 1 GalNAc ¥ ) 4-F 5 Ik4$ 69 RNAI fi R 35 25492
&, TTUAR B ¥R — /A (MXRNA™) 3 % A (muRNA™) A [H & mRNA 5
Fo ATREFES, XBEHALZFRSZHIER LY, BTABA
B, R, BEE. Rt ShErRF. FERKY
STP705/707 & % F PNP &% -F & #9 TGF-B1/COX2 siRNA 2544, A FhF
B A B F AR, ATl R 1.

A& 27:FHEHERNL* HE K

isSCC PNP-IT ESs
STP7OS TGF-B1/COX-2

BCC PRP-IT E=2
STP707  TGF-B1/COX-2 ERETEE PNP-IV E=:

STP705 | TGF-B1/COX-2 mrEs Pneo =D 25

RV-1730 SARS-CaV-2 FEREEE LNP BlETEET S

GalAhead™

5TP122G ETFH AR/ MRS GalAhead™ =T ES=s
STP125G APOCE FSREERmE Galahead™ T 25
STP144G IMEETE TSRS Galshead™ =T ESi

FA KK 28 F A, CNCB Research
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’f%' BR(FB)EELARAE TR | L | AWES

53. 804 Y: A TAREREEKEY mRNA B G+ R Ao

#7K # 4 (Haichang Biotech)2013 SFax 2, B3z TwM, FiET I &
BRZ54. mRNA JZ @SB H R &Hom LB EHFGF K. Z%FE
BREERMNG. BRAUEEMBR. NEAFRTETHARERKE
QTsomeTM # % -F &, T A ki# % mRNA R W AR DAZER 40, b
Sh4LFF R T PEGsome. DEPOsome #i#-F &, A 7 HlE R EE X,
HF 2 HOh B %4 HC0201 #= HCO301, ¥4 AT QTsomeTM 4%
AR¥ed AKT-1 69 ASO, £ AR T#477 B, &, BaTHLTiEA N
.

% 28: HRAMBCHBERKR

c\{o MRNAZ &
(Qrsome™) AR

PEGsomeE&iEi£74)

IIMZERZS5H) DEPOsomeF-&i&1%254)
(QTsome™) A mEIE & Th,

=0 ¢
&2

FAF KR : 2 8] F#F, CNCB Research

A& 29: R A BB A H 2 S F &

AR B TERIE IEEFRBIAZE INDERIR IGERIEE IKEERIIHE IEERIIIEE
HC0201 AKT-1 FEtEE

HCo01 AKT-1 AT ]

HCo09 nEgEst TR .}

HCo16 TLRO S ]

AR K 3 F A, CNCB Research
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5.4. 7 £ 3% & : RNA EERKEIR

b % % B (Ractigen Therapeutics) s 2T 2016 5, B3z T Hid, £
RNA # % (RNAa)HL K A9 858, RNAa @it Vi #& RNA(saRNA) T A A 4t
PP RS E R R R &R, TGRS AR mm AT ARG
RK BT H S AR R AR RmAe B 5 R %, M FE NI R
BER RS R E N RIEARGERZ —, A3 H#HE SCAD™ (linker-
ACO). LiCO™(SDL Linker-/i§ )= GLORY™(SDL Linker-GalNAc)i##%-F &,
NE BT ZHENEERAR, HEFARAYZ A% (CNS), A2
. BRA. AFREF 98 55 R om0 T AR . T E ST EM&, #A
R AGAE TR | #A,

B & 30: F £3E T HE K

Therapeutic Area Key [l #iEmssgs (Cns) & [l e [l s [l BRss

mE i TG ’ Discovery Lead Development  IND-enabling Phase |
® RAG-06 | BEEMHHIZAEME (SMA) saRNA T

® RAGA7 ﬂ%ﬁﬁﬁ%&%@ﬂ?ﬁfﬂ&ﬁ SIRNA o

& RAG-18 | HXMICHIPIESEME (DMD) saRNA o

ENEIEERE

@ RAG-01 (NMIBC) saRNA B
® RAG-03 | FEmI/IMERIE saRNA |

® RAG-05 | =MHESREAMIE (AIP) saRNA |

@ RAG-12 EEHEMEEAER (HAE) saRNA E |

@ RAG-20 | FVIIE=fE/M AR saRNA T

® Ragc | HEEREALGER SaRNA C——

AR K 3 F#, CNCB Research

EERETIURS www.ipoipo.cn


http://ipoipo.cn/

QD =52 GE R AEA RN FRBE | IS | AHED

CNCB ( HONG KONG ) CAPITAL LIMITED

55. FHAY: RS, BARRANNIES

XHEAHREZT 2021 F, PEREH, NACRAELZLA A 4
IR 2 B ER B I F A5 A Fa I M AT S i Z H AR -F & LEAD™, /3] #
HE SN RME, 2 H¥em PCSK9 A= €3, B Ti477 &l BB fo
FEAAMRAI K e F—HKA T AT s /Eaydea g R KER AGT
9 SGB-3908 7£ 2023 1% M 415 ik & 47(01801.HK).

B&31: ZRAH*SHER, 2R

Lo ) RN SRS L

SGE-3403 = BB dfE PCSK9

SGB-9768 AR R 3

@ SGB-3908* EmE AGT
ES -4 SR SRR FIRE
ES -4 o B e Ut FEE
L]
ES -4 HB/ SRR RN

FRE FHALEF S FiEE

*SGB-3908: ANSHEMERFE (@ FFiESEE £ EhER

FH kB 28] FH, CNCB Research
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5.6. #EH % : FHMERFE, BIAARS &

#8784 25 (Argo Biopharma)mk sz F 2021 5, 7T siRNA ZH4ne97F &,
471% T RADS(RNA molecules with superior Activity, Durability and Safety)
HARFEG, AXEEPEETUERE R E—F4H— RGP R,
AT RADS ‘&, Na4TiET 28 AN0Yile RN B Aels RAT &~ oo E A&,
BITABE A SHERK. FRA. NWEEAEER. REETF X
Rt m%E, HF 5 AN RN, &R BW-01 3 Al K I
e A4F 1 A, 2B ChE kMR BW-02 & K+ & A5k ag ik
KHT. BW-05 89 &KL K FT, VAR BW-15. BW-23 #9# A4 T ik
TR THEE, BALMELSE 41.6510E To

A& 32: MEHBBARANBEHE R

b=t N0 FHAEN  SEksd INDERiEEE lsErIEE 7=

Bw-01 DmEEE
|
OINEER BW-02 P2 i
SRl
DS h

]
=
b2

iEfEtEm ek

TR R 2 8] F#F, CNCB Research
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FAVNA DR B KB 2 RPGRA, #HNT #6952 KRN o
RE GV BT few, BARIMIESHK, R#WTFLFEE,
NAZER B NI B B B 69T R B BRI K A Ye4a, fRiEhamey 7 Ak
F¥R@mie, LHERARMBAR, HeRFOTE, Kk, IR
54 fe S AT R RARAT 7%, H USRI T3 KT LT %,
Fedm AV IR . B RATER

HMNBATRE AR IR BY-TFEME, OEELFEMfEE RS
TEERE S, mAREANE R HAENEL. KNP D AEBRARA K —
FARIELERE BD 5, RINELAFBTHETR, FTE&ETXE
R RE K, RAVNA KA H R R E K02 250 F= BD fE1HAY X
G, X k2T AMBARES X(SOC), MR A KA FE RGO RAH
AT XIER Z 0 F 5 ATk 23 091548,

HEMAETE A DRI HLELE TRBNE, SRSV EFEREL, F
BB BT REAL, BRHELA “BRALE” 97T, LEARAES
T RIEI N @ AR, B RS BB AT T B R AR E IR b
Yo HMFRKXE: 1) CEMETRELEEDEZBGBRNERIOHEKR
FEAE], 2) BARME. &M, FEMITTH. AR EFNRE
{2, 3) BARMIN#EE Rk, VAR 4) B4 BD X IMRAH A 89 8],

HEALH]

DZER NG R E KA K# BD K@ BEMNFMEIL: THRANMEKLE;
AT ECR 6 o

R & # T

AR REETBIL; BARHERETRAT; £BREELLEE,
W E TR MEBCE R, 413735 H A8, License-out 4§ &R
=,
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P& : fE4ETEE

A& 33: £ REZNBRBVWART BN IFERAAE—K

T OKTH BWEH S2ARA BWEA/ ARKARRRN L waa 2EITE
&
B A # K| ##&/%#  F24 FY25 FY26 FY24 FY25 FY26 ™ ™

2 KA (USDm) (USD) (UsD) (TR &) & (%) (%) (%6)  (#) () (&) (4) (4)
ALNYLAM ALNYUS 18,100  143.71  217.62  |-eeeeerereees 21/9/0 09 254 334 9.8 7.8 5.9 20.5 2.8
IONIS IONS US 6,098 41.84 57.48 e [ 17/6/3 213 254 411 9.8 7.8 5.6 7.3 2.8
SAREPTA SRPTUS 12,039  127.39  167.33 oo [oeee 17/4/0  48.3  59.3  13.9 6.5 4.1 3.6 13.7 1.9
ARROWHEAD ARWR US 2,710 21.870  55.154  «[eeeeneens 10/4/0 415 NA  35.4 NA 13.8 10.2 9.1 1.4
[ ] 3.4 367 309 8.7 8.4 6.3 12.7 2.2
A e A 13.4 39.2 27.1 8.5 6.8 5.2 15.5 2.4
& 45 -10.2 254  34.4 9.8 7.8 5.7 11.4 2.3
##*%K: Bloomberg, CNCB Research
A& 34: BRI ZAHBARTH BN, FRRABE—K

T OKTH BWEY AR BHEA/ RRAAEKRAN 4R worg ETE

%
B A4 KH #A/%H  FY24  FY25 FY26 FY24 FY25 FY26 ™ ™

£ # KA (HKDm) (HKD) (HKD)  (iF & &) T & (%) (%) (%) (&) &) &) (4%) (4%)
w A 6160 HK 130,683 91.95  163.30 | 18/2/0 249 272 228 54 43 3.5 10.2 1.9
1Eik A 1801 HK 63,528 39.15 56.20 e [oeeeen 37/1/0 18.3 32.7 32.5 7.8 5.9 4.5 19.0 3.6
) EX 9926 HK 42,167 48.70 61.75 26/1/0 -42.1  55.6  45.4 146 9.4 6.4 27.4 1.7
#eHAB 6990 HK 36,825  168.00  196.54 14/0/0 246 217 718 27.8 22.8 133 37.4 2.9
ER=E X7 9995 HK 27,420 30.50 40.58 20/2/0 515 53.9 351 15.1 9.8 7.3 24.0 0.7
BEAY 1877 HK 24,942 10.74 16.75 6/2/1 NA 291 350 9.9 7.7 5.7 9.0 1.5
ok E 25 13 HK 26,443 30.35 38.68 e |ns 20/2/0 -18.5  24.0  22.7 49 4.0 3.3 8.7 2.3
BREH 9688 HK 12,520 12.62 38.91 8/1/0  38.8 612 587 4.3 2.7 1.7 5.6 2.8
ikt A 9969 HK 9,045 4.45 6.65 11/1/0 211 387  30.7 9.2 6.6 5.1 12.2 12.2
HEE 6660 HK 9,991 8.25 NA 1/0/0 177.6  37.2 NA 2.7 2.0 NA 17.2 1.1
JiEE-B 2162 HK 9,763 34.90 59.68 16/0/0  -61.3 294.6 130.0 645 16.3 7.1 16.5 5.1
M A i 6185 HK 8,610 18.82 26.44 7/0/0 1425  44.7  35.7 9.0 6.2 4.6 9.5 5.0
LR 2696 HK 8,968 16.50 19.47 e | 7/1/0 85 10.6  16.5 1.4 1.3 1.1 5.5 0.6
ZTAHHE-B 1952 HK 7,991 24.65 26.27 e [oees 4/3/0 424.6 1209  49.5 11.0 5.0 3.3 8.5 0.6
TAEHB 6855 HK 5,114 17.62 23.00 e 7/0/0 116.5  64.3 -27.1 9.6 5.9 8.0 3.0 0.7
REAHB 2157 HK 8,364 5.04 3,70 e [ 1/1/0  -14.8 415 NA 39.7 281 NA 13.7 0.9
T HAB 1541 HK 5,650 15.10 21.50 |- 0/2/0 NA NA NA NA NA NA 17.5 1.9
BT ABB 9966 HK 4,506 4.67 5.28 1/2/2  27.7 427 404 146 102 7.3 8.3 2.8
Ak H-B 2480 HK 5,729 28.30 30.00 2/0/0 NA NA 2105 NA 530 17.1 53.8 6.3
ZEEHB 2257 HK 552 6.30 NA 1/0/0 NA NA 1326 385 1.0 0.4 1.0 0.4
R XX 557 589 555 16.1 10.6 5.9 15.5 2.8
AR e AR 23.6 52.7 57.6 182 135 7.8 22.3 2.7
LFo¥ 3 23.0 415 357 9.8 6.2 5.1 11.2 2.1

FH %k k: Bloomberg, CNCB Research
*HIEMRE 2024 5F 4 A 26 B BT

EERETIURS www.ipoipo.cn


http://ipoipo.cn/

(.]Iﬂ) 124 (FH)EERARAE RIS | LIS | ABWES

CNCB ( HONG KONG ) CAPITAL LIMITED

ZIF

Important Disclaimer & Disclosure Information

AREZMBE LB ARE (QHEMA XM , R R ARIELARE T H 6 X4 T APRFARSE, B
Bl &l b @ e R PR A T 29 o ARAT IR 18 4R 3K 2 MR ] 8 1 DL VT AR A AR R R 3 R

ARERGAFIERAMREO (FREPHS F)FPRE—KRCGERARS) ., FOEGUEARBEEL) . Fr K
GEMM BT RHEEL) AFEAE (RBTZEE) SATEHIHMER - 48R (FB) TAARN S (G
CRARITAT ) ARERREALANTR SR MR, A TAMRE ABINARTENRER, 125 FRIEK
A, TREERTEN, 7R R T 5] BT I R RIET 0, REF A THRBRERIES A HLA,
FUEEHROAERD, AREONETRIRERE, HMARBETALaFAERER. BT B TUAELTH
B E TR FELHAL (LR EHFAMAREF T AL TERNFATERFHR) 29b, FRES LAEMTA
) oy KA HIAT A o

HEATATRFHAREAETREEATAEBG, ARERZARBE LR ESEY, FEMBHEAR—AXTHE
RAE HBEMMIER RN K £ T AR RIFRE LS. BT AR ARENZMBERFE, e, 2t RBT
FARFE LT RRAETEE, BT YHARENEGET S P R EERMXFRE 0L A T HEP
Fold PR E R ARSNGB ERETAD TLAZARMEL, BETHESAATRBH, TR
AR A B e R AR . AREFRQLEN S TRERGHMARE L, BT IRRAAUREARE F05E 8
AR AT BT RIEAC T @ AT R R RATF . R X T H LRAB R LI, AIRE TR QS ATIE MY 5L,
E S AR o A TN, ZFATE PR AT AT —2BIE, KBRTE KRR A RA T,

AREZME, #H. BUFELHR T RBREET ARG L, 248 (FF) HETARAINZLBEE N, X
Bona (AR “BHREBET” ) R/REZTFR/RAER, THREAELARSNITERAE XN ZIEHR, H TR
HITEE, FRETREETEETR/RERMZTHBERNARE IR LT LRI LG—ITRMK, #
TARARAEAT HAEFAE

BRI AR BT A L 23k 5 A RS N TR, FEAAFORIBT B, WHRARER, 25 5A X
REFIAENSZAEF WX G AT, BELIAA LAY EE, Ak, B, REXRLCT @G E LM, BIREN
Bk 69 8] ZAE R AL RREPT R 8l A E R R R E X RBEHA LR TE L L. HAp0 A EFRRREELMT,
DR BATRAE R ARERRAR G A EN ., R RECEM KA. FARERZE E®IZF 5] &
F R BB KO ARKARS K Rod g A,

*£B
ERBERREDEIMB LT AL B 453 L U5 5 FINRA) EMAER. ERAEAGIHITRETEZE 48K YTH
(FINRA) AT T 69 2 M A% . B, BHRFT AT £ BA XA RIRE FE &Aoo A7 0T IR P AL 89 29 R,

AR L £ 19345 E K K 5 A AN 15a-62 L8 “T EMMBHEE” , RFRBL LTS KA
REZAT AR AR TP IR KR LE 0 A RBA LT HEMA . IR S 09 £ B Ade BARIE AR
AP REGEZEETETEZIEAR Y, HRIGETEEREMOZ2LAT S HRETS.

*BE

AREHIEHEE20005F 28R 45 5T %5 (Z517) ( TFSMA] ) B2 £ REZZIANTAER A, @ ARE T AL
Hg, Ak, AMEFREGEEARATRA, FIREFEHARATHEE, KIRERRELEARRTE ERBE
ARIR S A ik ayim L), PP (i) B8 2000-F & kMR 4 & 3% 520055 (e ardfE ;) 4 ([ 44 1) $19(5) &= 3L
ABRTTANAELZRZ BT EFLAELTRGDETHELF492) (@ Z2W) FLAZHAEFEARRGii) LT h
LEE5ZABOAT(TAZFALTEMRA [ HXAE]) . TETH AATQGEMTIAMF /N AT T R S A # A
L R AT BITE,

ARE WA A Z BT APTH, REH @F TAEMPAM AN AR AL X8R k. ZL#. FIE, AKX
RAEIA, R AT H =77 692 5T ARB L AERA, J B H =0 KRBT A RARIZAET T E,
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