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BB/ MFICEHNLIZIEHETH RNA (SiRNA) RFHFLWLMRNAR—ZXDT I F U OBEMENMEREINIER. BE
F/RFICETIRAES SUOEREBEFMANBRNICEML TVWE T, ChSOBREEZORNIE. ZETHERNETY
NU—BEHFATEINESINMCL>TEAINE T, WMFEMICHERTIBEICL > T, HALERNADNTF
TRASEV T Z2z@mLETE, HEOLUNLIBEERENTZCHTEEY. BES/HNFHAOKRBECVORRD
Bl LT, 2018 FICKERMEREME (FDA) DA LICRIID SIRNAR—IXDEATHEZNF 5> (
ONPATTRO) DREDZEIFSNET, NFIIUVORRPICESNLARIZ. HEIOF VAL IBREICH TS
MRNA DU F > OR2RBARICHRICFESLE LKL

BB S /HFT0 /O —OERFEAOFEROEIMICH > T, BAFOEEOHEMEFEL % RE TS 5 RE CEfL
VOIS T4 —DHDBBBIZHE>TVWET, COTTVr—>3>/— TR BEST /HFOERPITOHRESR
LT, EOFEREEM TERFSNIBEAKEEEEOFSICOVWTHBALE T, PHEIRZHEET IHOHLBOR
BELT. BEBLRNILORFZEZ CCHETFONE T, COLSBFEIF. FIFLICKWVWEBEDOEWES FOERD
BEICERELET, ¥, COFEE. PMBEBETI0ICHABRALBRERESZ CCHEERBENH S, e
BOLSHBIEBICHKEDBVWEKEYDOBEICHLRET I LABDET, DD, 6 BEOFEHEETEHEICOVT,
NFSSVOIRES /HFICEENTVIUEYORBICERTIZNE SHETEL ¥ L1z, SAROHHTERIG.
6 REDI IV TARBODEEOE—UZRE L. NFOIVHANICERINTULSIZEEICOVWTEAXNFROLE
WE—o%1B3ZrTlLi (B1) . HBOBRHEE—RELTINRL A MAREAEZFALZ LI, EREBESEN
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1. ABOREE S /TS DUFERBIE

KERTT A
RIS HRBORBRFM

RERBIMMEDFI—N—THZ3 7T 7T 02FERALTREL. A7 LOMBEMMEKEEZBRBLEL, EALLE
EEIET7E = RUIL/KT0/30 (v/v) T ARIE 300 uL/9 Tl Y TILBEICDOWT, FAREIZ 101
L/mL (Vo) T. 7+ 77 >1%200 pg/mL TL Tz,

T—REE: Empower3 /AR IS T4 —7—H2Y T k
>~ 17 FR4

LC AT LA ACQUITY UPLC I-Class

Ui Junkr ACQUITYUPLC 7 # A A —RT7 L1 HH
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RE: 254 nm
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NI LORE: 30°C

B FILRE: 24°C
ENE: 1.5puL
TR 0.3mL/%
FEE DT DR ERF M4

UTOEESZMHZEMAL T ONPATTRO DMABHRXETERINTWVWS 4BOEEEEZIMLELE (K1)

7E: ACQUITY UPLC T/NRL A b ERELREEIG. SMEREZHALTEST. MIOFTEONRILTHISNET
o COBHIERICIF. EROFEZZITPTVOMBORINERICEEZEZZFREOHZIAVR—R2 BB hH
5. PHBOBRKLE—IT— UV IEBRTZHIC. DITERH LYY TILICL ZFBENOBRADBERIBEN
HOHET,

T—REE: Empower3 Z7OX IS 74 —7—2Y Tk
7T 7 FR4

LC X T L ACQUITY Premier VA —2F U= X T L

LEdaak ACQUITY UPLC T/N7RL 1 b+ AEEL

HRES: 40.0 psi

FTSAF—E—F: IS

BEHLARI: 70%

FUT RFa—TRE: 48 °C

o LBRE: 50°C

HUTIVBE: 24 °C
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ANE: 3uL

0.4 mL/%H

TOICDMEZRBENT BCHOHERDOBEEHRE L TENDRED ZHET B 7. HHIZ0.1% FBEBE7 ~=
FULZAWBUZT7ISOTIY b ZBALE LT, 6 DB T 60% BB 5 100% BEEB ETERTZI ST
I> b 1TIE 0.1% FEEEHE 100% KZzBEHE A (MPA) . 0.1% FEEH 100% 7L =~ ILZz#%EHEB (MP
B) ¥ LTHERALEL. 100% #ZEEB TO 2 MO F—ILFZT7OJFLL, 6 REDI IV IV RTA
TAHLBD > TlEEZBRHLE LT, G5t MBAIRE 129 TL, 5TV 2 TR 10% 7E = FUILOR
DO, —EEBOAYFAON/—ILZ MPAL MPB OEAICHIML BB ZRERLE L. BEMEAIE 0.1% F
B (v/v) 8B1v7ON/—L/7E = FJIL/18MQ K (10/50/40) (v/v/v) TLTzo #BENMEBIE. 0.1% FE (
v/v) BBV FON/ —IIL/7E = FUIL/18MQ 7K (10/80/10)  (v/v/v) TlLTco 3T 2T 6 7T
100% A 75 100% B £ TiE&K L. 100% B T2 HEOKR—ILRZITLE L7

JZTVhT=TIL-1

BRI | mus | A | B | g
HERSAT 0.4 40 60 -
6.00 0.4 100 6
8.00 0.4 100 6
8.50 0.4 40 60 6
DA = 12 29

g RT—=TIL-2
BRI | mus | A B B
WA 0.4 100 0 *
6.00 0.4 0 100 6
8.00 0.4 0 100 6
8.50 0.4 100 0 6
IATEER = 12 9
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NFSSVBBICERLIEEF /HFE. Y VEEE. aLxFO—)L. RUITFL > Ua—)L (PEG) fg&E.
BAAVEEEDABOEERDZRAVWTHARINTVET, 14V 4EEETHS DLIn-MC3-DMA &, RIFEM. &
K U siRNA DIEERFME MBICEETY o PEGygoo.c.omcld. LNP ODBIRFPTOREN. BIERFEO&EL. FEA
DNF> SV DEDAHIRIEET, DSPC L OALXFO—/LIE. LNP ICHIBUENLTEMEZ5Z2 92, N5 4
BORBEOEEZR 1ICRLETD,

BEEZEE RISEMOBELTNSBAL £ LI, DSPC (1,2-X77AAI-sn-Z U t0O-3-RXEJD V) &

Sigma (PN 1138) . DLin-MC3-DMA (B # > 14RE®E) (62,92,282,31Z)-~AF & k1) 73> ~-6,9,28,31-F k5T -
19-0)L4- (SXFIFZJ) 78I — ik Ambeed (Arlington Hts. IL 60004, USA) . PEGyoo-C-DMG (1,2-2
TURMAIrac-Z ) E0-3-X FFIRUITFL >4 O—)L-2000) |F Avanti Polar Lipids. L X7H0—JL USP

I& Sigma (PN 8667) S ZNZNEALE L7, BERIF-80°C THREFLF LT

1mg/mL QB4 DIZEZ b VER%E 100% X &2/ —ILRICARL, -20°C THRELEL. FRIE. X by IBER
EERBICRLTHSTZERZMULERAVTITVWE LT 4BOEEDREYIE. RIEEN 300 ug/mL PEGg00-C-
DMG. 100 ug/mL DLin-MC3-DMA. 50 pg/mL L X7 —JL. 50 pg/mLDSPCIC% 3 & SICHAML F LTz RER
BICH YT EFERTZHIC0.1% FEREE 100% 72 FZ b UILERAVE LT, COY Y TILBEE DITERRIC
AL, ChZzEi INPRNARBIOY > TILOHESRE LE L. EALKREZ 2V 4AEE DLIn-MC3-DMA B & T
ALRTO-LORBENFI S VRANCERINTULWZEDOF KRBT, DSPCIXIFIFEE%FERAL F L7z. PEGg00-
C-DMG ICDW T BIRLI/OX I ST« —FHBTTRIBOEWVWE - THEHELc/cd. BEICAET 37HIC
10 E0BEZFEALE LT

HBRELUER

CORRTIE. 6 BOFEMHEEMICOVWTORAE. ERME. BLIPRFNZHEL £ Lo ThSDOEEMRICIE.
ACQUITY Premier CSH C;5 (CSH C1g) « ACQUITY UPLC Premier BEH C;5 (BEH Cy5) « Atlantis Premier BEH Cyg
AX (BEH C15AX) . ACQUITY UPLC BEH Cg (BEH Cg) . ACQUITY Premier CSH Phenyl-Hexyl (CSH 7 == JLAF
L) « BKXTACQUITY UPLC BEH Phenyl (BEH 7 =)L) AT LRY. TEITEFHBEOVAY RFELUVKRESE
UZFOEEENEEFNTUVET, IRTOBEERICEWVWT. AT LEMRIF 2.1 X 50 mm. 1.7 um HFTL 7. CSH
Cig« CSH 7 zZJ)LAF L& MaxPeak High Performance Surfaces (HPS)/\— R = 7 C:#fiL. BEH 7z =/L&
BEH Cg I ACQUITY ZT Y L RRF—I)ILN—R Iz 7 TeHMBEL £ L7co UBTDFMICHE VT, &K DBRKMEDIEL Cig
EEMETIE. UV I UEORIEBT) U ERBVELL @BHAEVWE—2E LTAHT 3 AL H S ZEHARINTY
£, UVEEHOFRRIZ. 7IZIBEEHETRLBVLI LA >TLETS, BHEICHTIRFNIREVE. HF LA
1Ly MCIRENERL. DI LMENMMRET IR CHAHBDET,

EENIBERAVWTAS LDMREEZIMM T DHIC. CNSOEESMBERSFI—H—THZ37EFI7TV%=HANT
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FEE L. ZOMTHEKEERRLELR (R1%50) . ACQUITY Premier CSH C3g 1.7 um. ACQUITY UPLC BEH
C1g 1.7 um. Atlantis Premier BEH C;g AX 1.7 um D 3D A S LTIE. 7EFT 7TV DFRFEHH 3.0 L EIZHD F
L7 DD 3FEDAZ L. ACQUITY Premier CSH Phenyl-Hexyl 1.7 um. ACQUITY UPLC BEH Phenyl 1.7 um.
ACQUITY BEH Cg 1.7 um Tl. 7+ 7 7> OFRFEEHE 1.5 CRLMETL 7=,

RISHE
Atlantis Premier BEH C . AX A5 4.66
ACQUITY Premier CSH C,, 154 897
ACQUITY UPLC BEH C,, h3A 3102
ACQUITY Premier CSH Phenyl-hexyl 154 1.59
ACQUITY BEH C, h3 A 1.61
ACQUITY UPLC BEH Phenyl h3 A 1.40

xR1 7EEZRUIL/IKTO30 (vv) ZRVIBEDT T 772 ORER
£

INRLA MHBEIC K B REERIG. SESELBBEELOFMBEZERLT. 7AVISTovIE—RERIFY
SYIVRE—ROVWTNNTHERTIXT, HRELTLWIBBEIZERE. HESH (MS) ISEEMLHD. Dk

MSEHRICHEIT T 2O DHREBNAEEREED ET, 0.1% FEREFT7 L, MIIILDOA&EFRTZIII VM1

ZEALT. CSHC s BLUBEH Cg WS LDRIMD RO ) —Z>F%FTVWE LTco MADH S LICEWVT, DSPC D
E—V3ISCIY FORBD2DEDR—ILROEI XY FTHRELTED, ISV MIBRICIFLACEEL
B2l DD DFET, THIC. 2 TBEHCGR AT LICDWTRT & SIC. E—VEBEBIFEADH S LTKIEIC
BRTFL. 0.1% FBEBF7E L NUIL/KBERIE. Ch5 2BOBREEIS U VEE (E—2 1) ZFHIE3DIC
TRWBEZFLBVAREEZRLTVET, NS 2BOEEHETIE. RRE2WBHICEOD TV FILDRA S LICER
L. BEOEBLEHICHENMETTEIehBN £33, TNHDBEERICIE. 1V TON/ —ILPXEZ/=LRE
OO ERBEZERT 3N OBIHBCEEDEAEHLEDOANEL TVBAEMNAH D DHEBR DB DEIRE &
LTRETERLEZISONE T, BIZIE. 7ERZ MU/ XZ /=L 60/40 (V/V) IC&BTAVISTAYIXY Y
REBWT, JLZATO-ILEBHIEZRNOMABEH D £94% ridWR. COMPOERTIE. BilniEsning
RICEBLIRIFZEBZ e ENSD D TNLLED BEH Cig & BEH C1g AX OFFH@IFITo TWEE Ao
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LSU

2. 0.1% ¥EREHE 100% KDBEHE A, 0.1% ¥EEHE 100% 7 b= kU JLDOEENHE B
T. 40% BBEIME A + 60% 1BEE B 15 100% ZEEB £ TO 6 REDI I b %=EFER
L3 BOEEHEDLLE. E—JREAASR: 1.) DSPC. 2.) DLin-MC3-DMA, 3.) dL X
FH8—JL. 4.) PEG2000-C-DMGo

CORRDOBEIZED 1 DIFRERLDINOERTH o 7cfctd. 100% BAHE THRITREZR T2 2 CIFEFE L VERE
TRHDEEATL e COBBEI AT LZERLILBEORDEERION NI T 74— R2ICRTL3IC,
CSHTIZIAFUILASLBELUBEH 7z 2L AS LR L TERTEE L, ALRTO-IL (E—=23) &
DSPC (E—7 1) OBAICDOVWTI vy —TRE—IDESNTUVET, MEDEREDEWVIE. CSH 7T ZIAFIIL
A5 LDFH T, DLIn-MC3-DMA (E—72) OE—J@EHNRL. ERDEDOJMBTH >/ TL

EERIFEAE D, BEHRFICHEE LTI ZIAFIUIILS SV ZFERLTABLTVWETH. CSH 7z ZIAFY
LIBIE. BEBSHETEREMESPRELR. BLANLOEOREEHEEAL THARLTULET S, ZOBMICED. pK,
$h'6.44 @ DLin-MC3-DMA & D1 4 Y D MBOE — VR ENFFENRE T I EHARINTUVWET, K148
EOBMBER (VSPIVM1EISPIV R 2 THERAINTVRREELRY) 2FHEI5L. 7O K> DLin-
MC3-DMA & 7O U LIcEEMRRE L OB TI A VRENRELF T, E—I BT 13.4% O E THRIE L7 DLin-
MC3-DMA O E—7JM&I&. CSH 7T ZIUAFIIATLTIE 64T REFvy—CET4 777 V—ORBVEEHEER
WLIBEH 7z 2/ ASLTIE16.6 W TL, TR, EE-BENIITUY RRAZFON—RI T 7 THERS
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NTWB ACQUITY Premier 1S LD T, CSH 7T ZIAFTVIILEEHEZER TR VWS ERRKICOVWTHANEL
fco COESBRETIE. A LDOAVT > aZy I OREENMERL. YIEOFEREY. U VBE%® S DSPC s
BREDEBFL— MEWERSBETH., DM BRE—UERBEI3ENTEET,

5 1DDEEMS. PEGEBEMEEEICOVWTHHER T 2MELHD £, CONFRIIHEBHNENEZVE—2ELTSH
BINTULWET, fIRIF. BT 13.4% TOD PEG000-C-DMG O E—71iRIE. BADT7 T ZIASLTOILZXFTAO-I
DE—VBDH 4ETLT, PEGEMEEEIF. CSH 7z ZIAFIIATLTE—VIB LTS OBHALEVWE—T L
THEINDICH L. ACASLTOILRTO-IILOE—JIBIE45FT L. E—J@HIALDIE PEG000-C-
DMG ICEBTH D ASLMRICER TS LIEFEAEFEATL

+ A
I%El o

EE TS /RFHSIRNAEL MRNA DO F U DEEICEMTH S ZEHMATNTVS . BBEICH L TREIHRELA
FEONTLWET, Ch5 2 BOHARAITERAINTVIREDHERMIE. TOEMEREIMICE > TIERBICEETY
o LIzH 2T, BBEF /HFHOZREOHENELELLEEET 3OO EEEOBEVT v BT I . HAl
FARICEVTHREEEREICSVWTHHRETY, COLSBT7vEAIDOEEEIF. 7O ST —%z1&5d 9%
EHBEBEDET,

SEOERMS. CSH Tz ZIIUAFVILEAEHE WS HERAEUZE T 2 HREKEEEHOFRAEIFINE LT
CORBOEERERELIHS LG, BET/RFOEROATELEHERTIOOBNRERREBDET, 7=
ILAF LB EAOEEKMIE. DSPC (1,2-2XF 704 )L-sn-F U +£0-3-7RXKAU V) BEDBD THAKEDS
WOMBOREHRBHICRIEE LT, BAMOSW CBEMATIE. F5PI Y MIEVWTH, BREEOEVES
HETOFR—ILFREEAICEVTH, DSPCHARLICIFTBHLELEATLR. £/, CSH 7z ZIAF I ILEEHED
CSHFZ /O —Ic&bD. B4 U MBEETH3 DLIN-MC3-DMA DE— I HS v — I TIEAIEL B3 L VWS BMDF)
mHESNE L . &R LT, BALBEHBEARZREVLS 6 PO OET. ELSBREE MSBRHEDOEA T, NF
SUVRAIRD 4 BOREEE DRI Z N TEE LT,
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ACQUITY UPLC I-Class PLUS & X 7 L\ <https://www.waters.com/134613317>
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ACQUITY UPLC PDA %28 <https://www.waters.com/514225>

Empower VOX bJ 57« —F7—4& > X7 L <https://www.waters.com/10190669>
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