RS Z T

BIREEE DT < BlFE A /) R—T 3
~ R IACAIE DB i & 2
KT

v

!

BUHIC:BIRICEITS [B=DELZ)T+] OREILLE
-G RR

21 AL DBIER AT BT, BIRESR )T ERED L OHRERICHE S [HB=0€5Y
T4 L LTOMMNEMERZS2DDIZL2D0H 5. FHEEHNIHED 5T E VI Rtk % &
B, ECROBIFE CTIIEEMILPNEETH > 720 IS LTH 7 7u—F W TH S RIZB VT,
MIRE SR I EREMAEOMEZ O DITEEZ 725 L.

PAE T, FBUKREEE QMM A, BRRES AR TR L Twb . EVEELE
TR ORI XS, BBEEMEIE [FVITX 7V F F2aRkage L, ¥ o8
JHEIIRIIRE NS T & 4 (MR BT 2L AERESREN] 2iETY. COEHEIIRT LI
BRESIEDNA R RNA & o LRIZERGTF Db D, HbHnIEEh s o N\ TIEHiKEE
WA 2 RIS 2 MICB W T, (ERDESFEHRERPPUREESE & ITARE I % 2 IR
FUICVH LT3,

ARGE [EBRES] TR 5 ENNIRMRE R 2 L LT 52 T s h Ty, SR
EHTVEEITHE. L2LEedrSH, TOLbTHIHEMICBT#EREIZHET L, KERE
HKOMFIILIFOTFMEILL I ERZ ALY - FTHEEL TS, 7Ty F by ARE (ASO)
L/ RNA (siRNA) OBy, IRE S /R (LNP) OB L OLNP &35
BABFMT VN —HAM OB, €L TAIZMEL 720 FETOBALR E, MEICWE L2374
VOFERS, 1998 EICIRMOBRRIE R MAVKRE I N TH S LTS (R L TWzRKZam B D,
COBAETRIFECHMLTBY, AoBO2ERKALMEIRL TS (R).

KRBT 7, o [REORAA] (BT 2 BREEOBUEZ L, FEE2SICH, 256
WIFHERFERIIE D T TOEMGEERIIRL, KEROFEA BT 27 7 ¥ K7
AV ERTRBEINTZDHDTH 5.

BBRILT D EFV T 110 & B HIHIREIEDILR

BRI DOREN Z R, T OSHREIE D S R0 FHIfEICH 2. SRR
LBRIESE TH % ASO R siIRNA B L O"miRNA 13 12 ~ 26 HiZE R O THEWL & 1L SUIROHE
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R BARROVINHTEBINEERER (202652 8 9 BIRH)

Ema —& n¥E la=aEs DDS&* %RE/F 121 eI BE5hHE
. . KE 1998 CMV IE2 CMV 1B % .
57 2 -
Vitravene fomivirsen 7 F X PS(full) BN 1999 mRNA (AIDS H%) HFER
KE 2004 .
3 ) i
Macugen pegaptanib 77H<—  2'-OMe, 2'-F PEG FrM 2006 VE9F1,65 AHUMBREREE TR
(#2187 8) MiE
H7 2008
AboB-100 REESBREMN
Kynamro mipomersen 7> FE > X PS(full), 2-MOE - KE2013 mpRNA SaLx7yO0-)L KT
MiE
) R R " Dystrophin Favr X
7 Z EN g - Ed . #
Exondys 51 eteplirsen ToFEZ BT 1B XE2016 pre-mRNA G2 RO 4 — EFBRA
KE2016 SMN2 pre-
Spinraza nusinersen 7F 22 PS(full), 2-MOE - Fr 2017 WWAD BEREMEREMRE A
H#A 2017
i . KE2018 ATTR7Z3IO1 K—
57 2 /) —
Tegsedi inotersen ToFES PS(full), 2’-MOE B 2018 TTR mRNA 2 BT
KE 2018 NG
104 K-
Onpattro patisiran siRNA 2’-OMe LNP M 2018 TTR mRNA ';T;R / T B ARA
H7A 2019
) ApoC1II KiEMEEH 103
e . . B T
Waylivra volanesorsen 77> Ft > X PS(full), 2’-MOE KM 2019 mRNA 50 i BT
) KE 2019
EETMEARIL
Givlaari givosiran SiRNA Z,S_(giﬂrzag’,_lz GalNAc M 2020 :1;6;\‘8; Y %?x‘?tj— 7 BT
’ B8 2021
. N . " Dystrophin Favr L XEE
7 V% ) /1% - E
Vyondys 53  golodirsen ToFELR EINTH JK%EE KE 2019 pre-mRNA G2 hOT4— EERA
) ) KE 2020 Dystrophin FalrXEE
TrFECZX EIL %= . #
Viltepso viltolarsen ToFELR FILTAY Ji%EE BA2020 pre-mRNA G2 RO 4 — ERMA
. . PS(partial), KE 2020 ERMEE Y 1V
Oxlumo lumasiran SiRNA 2'-OMe, 2/~F GalNAc B 2020 HAO1 mRNA R T A KT
) KE 2021 SaLX7O-Jb
Leqvio inclisian ~ SIRNA P« GalNAc Bi2020 oS! i BT
’ H7 2023 RANEERTIE
) . . " Dystrophin FavrrXEE
7 % ) J1%EE - E
Amondys 45 casimersen T FtL X FEIT A Ji%EE KE 2021 pre-mRNA G2 hOT4— BFARA
. KE 2022 N
104 R—
Amwitira  wutrisitan  SIRNA Zf(gfﬂrzag;_': GalNAc B 2022 TTR mRNA ’;T;R e
’ H7s 2022
KE 2023
ES k=
Qalsody tofersen T rF X PS(ull), 2”-MOE - B 2024 SOD1 mRNA g%ﬁ MERIRER BEREA
H7 2024
avacincaptad _ _, , , KE2023 #HFEEFC5 WERKEMHEEED
-— - ~
2V egol 77ETS 2TOMe2F PEG pionos (sisvom) mmsmmEmte 00 00
) . . PS(partial), e ERMESS 1 VB
E
Rivfloza nedosiran SiRNA 2'-OMe, 2/-F GalNAc KE2023 LDHA mRNA [ BT
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® BARROVINH TERBINREERR (2026 F2H9IBRHE) (0IF)

Eama —EZ ¥R 1ERIEME DDS&F* #AE/F ZEN I wE5AHE
: KE 2023 ATTR73IAA K—
N N /|
Wainua eplontersen 7 F X PS(full), 22-MOE GalNAc B 2025 TTR mRNA $ 2 BT
) “ FTOXT—t ROEEFUHEENE
_ . = N .
Rytelo imetelstat 7> F oz oPhosphora g KEI2024 -y o s mmmm s
midate FriM 2025 " =
RNA $8 (£
KE 2024 ApoCIl FKiEEH 103
-7~ N 7 |
Tryngolza olezarsen 7 FE X PS(full), 2”-MOE GalNAc BN 2025 mRNA 50> miE BT
.. _ . PS(partial), " Antithrombin .
Qfitlia fitusiran SiRNA 2-OMe, 2/~F GalNAc KE 2025 mRNA MERFBAE/:IEB ET
Dawnzera  donidalorsen 7> F+t> X PS(full), 2-MOE GalNAc g gggg PKK mRNA E{EMOEEZE KT
) ) PS(partial), e ApoC I KigtEmH 103
Redemplo  plozasiran SiRNA 2-OMe, 2/~F GalNAc K[E 2025 mRNA 50> M -

) V) IEEE (CpGAY I) BT Vanry e LTRmMEN/ZzY 7 F >~ (HEPLISAV-B 3 £ U8 CYFENDUS) &, ARETIX
B LT b, % #%E Y A5 A (drug delivery system : DDS).
[FR] 7 % 38 & £ T AR AR SR T AR T- R — 2 _X— 3 (https://www.nihs.go.jp/mtgt/pdf/section2-1.pdf) % b & I\ZFERK.

EEDH, WINDLmRNA Lo 72 FE2ENE LeH b, ZRENRL 55— RNase H
PR A T T4 > 71, RNATH:, BFE—24 L CiiEs 2. 4, 7774
X —1320~ 100 R OB, S 2 ), FRM R KL Z TR L, WS 287 oz
Rk L CHEERA L, MBI ORRNICHET 5 2 & TRIEBMEIEHZ TRRICLTns. &
BIZHEAETIE, RNAMERMO L 5 ITEKRNO mRNABRSIZObDEE VR v b THEH
Z 5 FHFHER long noncoding RNA #X R & § 2 H 7 5 EHEEIED B L TCnb, 29 L
7oRDE, BRI ENENEN oM E Y B, wkitRo [AI3EEE] L LTotke
WHELTWAIEERLTWVA.

AT, I IaFT AV RERGHE DO BIZHG L7722 & T—HRIZA <A STV 5 mRNA
PRHEEIEX, mRNA #ERICES L THEA S 2525, mRNADBSZOF £ OTIEZ% <, mRNA
MHY YR TEORREFE L THEET 2 L I D, BEOKBEROERICITE S
nwv, LaL, Bz HCEESAEHIE CRIZEASEETH L 2 L 2 FEREL28IEEE S Y
TATHY, TNENOHMEAPEMNREDO Y F IV —%2ELIOTH L7720, RETIEZZOH
EHANIOWTHMAL TN 5.

BE#M7 LA 7 ZX)v—: L8 & DDS O S

BIREIE D TRRICH N & £ D L TORKOREEREL, EARNLEN LRI DOREETDH -
7. ZOPBGEIH L, ALEBEEATIIE R 2L 2 BT A, ) VR, R,
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BEEREEG, N7 4 IR, FERINBIRT Fu 72 EORZEIZL Y, X7 L7 —Eitks
JUOEYHRBIEIRECEEFE SN, SO L) BIRADLHIT, A1) IHRORESI B X
‘i BRI & A FEITE AL L TWw 5.

—7Ji, DDSO#EALd 723 L. LNPEANOEEALISMA, #H¥; / fEkomsE, 5612
ZGalNAc (N-TtFNFF7 27 b Iv) ITRESND) 7Y FHEGTIDDS ORI LY, ik
RS A E ORISR I L LT b, ZOREE, RIS o T 728 iU,
Wi« TR - MR - AP - GO - - REREE - MRIDE - BRI 2 SWRIR VISR EHER L DD B 5 .
% { ORI ISANABEE BT DR S & v ) REMHIKI A D %55, DDSAFFEE NS Z & T,
JEZF BN R =AM S 5 72 Tl %, HBIEIRE M ET 2. 20X ) REOEVELG
KEZREE T A2 LICL o T, BMRRERT [ENEREZESRAN] 205 [HIRAZINT S
Hafr ] ~E RSB 202 Tw5.

HEERELX1F M) Y1 I ADRE

REEF 5T, EEEFTOTILALZOWTHKRBIZRRT S & & B2, ENIIBIT 2K
DB OWTH R 5. EWNICBIT ABRERO TG, 4tk il, 3Ews)
REREG 5 2 B3 2 AR 28 2 © IS E B HIEOBEHII 20124FEED S 4G F > 72 20194EICIZ HA
BT WA MRS BNRERHIT & 2 7 7 4 — AH%%E &, 2019 412 R Se Bk C IRHR
KL 274 R4 Y ARE sz, 20244 1IKE FDARS D K57 M A
¥ YA SN T VDA, AWML FEIHAROATA FI4 v BBthdtiL T
W5,

EHIT, 75—y MR, RIEBISE, MRHE L Vo R A ORAETEREICH LT
X, N A T AT 47 AR AL RGEH LT AERE LT b, JFICRNA 7 — 7 RX— A
i) A7 @I THMOERLR Y, 7% =7y MMl EEWREE T 54 7 78I,
AAMBOZ=— 27 WY A E o TWAS TDEIRLF2T M) —H 4 TV ADTHER,
SO FRMZED, BREPOMHELMRIFERE L LR 2EBLRLEEZONS.

EFERBONFy—NEBITEL/N—a v

BEEEIEGFICBWTIE, 773 7 ORI EALNER T 2 BN E TH D, R
BT, BB TRENRI) MAZHED LN F v —EICL D TT7 2 EIHKL,
Bl ¥ — ZAOFEHICE 28 & ZOFEE L MWIHAT L. THICXY, FHEDS, WHZEH
FOWAMDO A% ST, HRFERICIMTHENLHAEZHRLIENTELIEE2MELT
Wb,
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ERELERADRE : REEEHI < KK

BRI O TR 2 REMED 1 D13, 84 OBFH ITHREL S N7EBHLIEREOEBLICH 5. ¥
FREESEE, HRIERCHI ORI D VT T 2 kT % & v ) IR R BT LT D,
ZOMERME & Takahd I N b RYMERICEEICBE SN D, o, b¥ak%t
Fefg b U7l o Wi 2 ikat - Bk 2 e s L, SRS TP PUREE S L I3RS
REDEAHENRT T LR THHDOTH 5.

ENDUEELOEF, EO [HiE] TE%< B 20b02@lL) 21H5.
DOFEFIFFRIZE D, I TEREMNADHEETH o 7o —HIEA R (SNPRSNV) ([ZREET
DHARHEEMER B LT, ZRESNZODOZEHFEN L § 2 w2 A7 5 HRER
WEDSAL L 9 %, §HRbBBMRERIZ, 751 IE OR/NEALISHIS LS R AT TREE §
BIICBVT, MEESY T4 OFELZ Lo LHEBMEY I HLDOTH B,

BT, [N-of-1HI%] 1ITfRFEEIND L)1, H—BFOBEFRE I CTHRINIEET
SNDIHEFHTE, HREROFEZ RRBIIEHTEZbOTH Y, BEEMOHIES 212
PERDBIFEARR TR L 2 o 728U LT, #2253 5. L) bid,
BERIRCHI 2 348 L9 2 at AL, LA RIS X 2 8l 28 7 0 b 2 % kg b Ok
I, TOX)REFEMEEIAEOLDOL LS 5, RN TRD GHEORVEMIEETDH
HEMEIITONS.

FOBERIFHVRBIZEE TSRV, 5, 7/ MERRST 707 740 v 7ok
2R, SARETE R & v o 72— (common diseases) I2BWTH, fllx ADi#(x
RO TREICHEIEIME, & SIENEEEA & 159 oo — gy %
LEZOND. BREEEIE, oWt EEEBNEORIFLPHENES ) 714 & LTED
FoNhs.

EbVIC

BREEOFre SR, ALy, oFAwS, RECMA, HERERe T/ Tl vo
7SR PR O ARG O LI T2 b D TH L. TOOARMAIS TIX, i
BEDOTRAL LT AE DB R P IER 2 B X 2, BREIEOLGEREL D 5 R0 OIS FEIC £
5 X CTRARRMDOMMANAEI L, T O ERL S CITRRIERIZOVW TR L2, 2
LD, HMDEORZLMAERICE 5T, HEE AR L ) 2HE L LTRUR
TAHILEEHLTWAD.

KED, IR ORGEIZS AT HIREICE o TRIHRWEFA~OBAL Y, 729 T
RTS8 o TREHFORHAZ HE T HEEE 2D 2 & T, Wiz
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BRZFET LB 2 NXFENTH L. BREED S 545 HRILEREHD, ZhE T
G L R e h o 72%  ORFIEH = — XIS 2 5 FHMEREOBIANEHET L2 L2
9%,

B2, TEICOWITH20b o TR ZOBFIC T’ W2 E, BEAMEE Z%H
(PSS PEB LI RE L 2HEEET 5.

ik

1) FEZEESE S A e T i s R R — 2 X — 3 (https//www.nihs.go.jp/mtgt/section2.html)

EE7071—))

2 AEF | WERFREERE - <75 FAISERFRIZE (TIDE) v ¥ -0ty ¥ —REx#%Ho 5. RNAT
WS B IR ICRAERED Y, ZOEM A A= X820, FRpE L, 77—y MR siRNA
DORFHHEM R L. S5121, RNATHOGT A 7 = X L OGN 2> & — LR 2 35 L <M
HEZ SNPD-siRNA fRFHEZE L Lz, 2UCL D, L0 ORBANOBEREEOMES % FEBIiE L 3
5T LEEOEILT, /N FXF v — [ANRis Therapeutics] %35 LiF7z.
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