A BUZZ

2021EPFrZ ERSTT FAZ-F—

2021CHDIER&Tr FALE —KREHitkE

@ @ &‘ Dr Rachel Harding, Dr Leora Fox, 1 Dr Jeff Carrolli##5

2021%E4H28H Dr Rachel Harding4%s4g XiCaoiFill

id

EHPWRTLAXBHRZNINER, F-—XELFHNERRIRKINEMNENH , TFHER
EHDMEREEF , CARIFEIR A ENREE L RIVELR,

WaveFlRochelllf k11,58 5B

B, AR TREWaveflZ RAEM—ELEEZEMH, BAZEIHEITETHERLQBHDIEKINE
ML AKENER |

2 021FCHDI EE2MERZZTUR (HD ) 8T FARRSRAIRT., XRNELETKREE

BRI, tominersen 19 £ 4TI RIF , AT ERBMZEZLE1FLLHD AT/EX

KB Wave» SHHFE

WaveZiffiVissia Viglietta = T B F# R, RIWAE , PRECISION HD1FIPRECISION HD2i# 3%
HERES AKEE, Viglietta® %= TS 5PRECISION-HDIR 8 EE , FEHBEWaveHhH /7
FIXETHOMAY, Ale , EF THREMNTKEER , RARERERIIFMIRAYNSEWE
BRI ENREZ , MEAR— , BltWavel\ HiXE2NMNAYRNEBTFE—TH R, HEEEIES

FIERAYATTE , STEFIMEL , RNRASZEZHEEIEE, SEERARERE , 1R ESIE

RIRIE R EAM R R AL R B A EIIME,

WavelI ¥ BRI H HDEE~ENEENZTEWMEL , BNRFERRFNZTEWMER T
. —NMFERR  SBREERATHN , EEERREENE{L, Wavelk R —M& JNfLEY
FHFKELZBEEN , NILE—MKIRIRBRIEWIREY, AT , BXESFIEWave YN EET
SSERSNEIFANZ 2R , HR—EE2mER,

1/6


https://zh.hdbuzz.net/people/Rachel%20Harding
https://zh.hdbuzz.net/people/Leora%20Fox
https://zh.hdbuzz.net/people/Jeff%20Carroll
https://zh.hdbuzz.net/people/Rachel%20Harding
https://zh.hdbuzz.net/people/Xi%20Cao

WavelI 5 =FRIZIEFHAWVE-003 , i FER"SMERF R (allele-specific ) "HI7i% , HER
HWNBENTEMER., WavellBE=MAMBEEE , BRI 7T XMIHEASOAMMIRIILE
&M, ERREFEFMNPOMARS , WVE-003BEREAERREENZTEMERMKE, EHD
NERAERIR | FHDRMMAY K i F X g = Z W E QK SR,

WaveHVAYIAREERTAITFEEE | el T ENDNAZI S , RERLEHDEERHDE
ERABXMERE, Vigliettath MAT —f#f7%E , TURERBEERE , MEERSSIUENGS
18, WEM T —MEREEITRIb/2adiAR , UNRZAYWVE-003EZEFNL LM , AR IZHH

HNREFE.

KRB S KHIEMR

Z EKKHJScott SchobelfE# T KAV A SR EFKA 1A T GENERATION-HD12 3K = HAlln K1 36 AU B 3
B, WEPHFIERRNEL , BERMEHRLIERERNERERE, SX , iInZETYISHE , i
RFIEHRETXERIFERENER.

SchobelEERATHARESE. HERMBEHRNRG , B FILEANZR , ILART2KS
fEpLJomTgE, PAIRMEEIER T ZZ5 ¥ tominersenfy & BAY (B |, FHi3g1E T AT A= EWE LR RIA

BN AR —NBERNENATT RIS, TominersenfIEA/IERINEERRIE , EBERFNZEWMERER
=2t , BALbS Ki%EE T7120mg fEHGENERATION-HD1=HRiX M RESTIE. EAKYT BHAR

B, FTEZ25EHEER T Tominersen , XEFIRF S KAE THE=ZHIRKILIEPRILZINE,

Bx%¢ , fTEGENERATION-HDIHRH , EEBBAMBI6ELLN—K, RIBFWLSER , — MHIIAYE
RENERASENE RFELZINESS , EIFNLEAR , BRFRETHRIELEN , F—EESD
WEiE. Schobelfyn FRETKLI60%HINIE A RRVEIE , IS SSBINBIER DT 23R
A,
TEHZEMNIR | RBATEFNEAEL , RAZANEENENLENENLLE., NTE8EMK
RAMA , BEWHDRRERFIGELEHME—LL, WIFZEHNFAINEEEITTNE , HRE
HER : FIMES , ENES5SENINAEIRRITIEHER T TR,
AR L MFERBIERASEZ 2 0IE, A , BEEZAVETHANMERRRK , RIKE
URZERZRM, X—BIREEER  ERRILAFNL B RFEZHITERANS.
B2 , zo¥tominersen@ X £HIF BfZ ML , (BREBHIE , EFRBHEEBENF LEHDIIEIR,
X—EREBIIEMER , R AT AIRELHRERIFLLENERE,
XIARAGALEE | BARMGELLT B RBRETHRESSEPHITUE , URERETESH
HBIE , UEBEIARRIHDAYI R, BYSEEMRIA , LLIlEFEMERRE M Z9¥tominersentyz
EIFA  ULREEHEASEEILEMBERREES, #— P REXERIEE BT A iaEE XL
i@o
Schobeligifl , E KRB AFHLHDATT /5% , AT XISHFRIRAVRELEE , FRREHDEHNE
PR ER A2 3R FNZLI,
E=2737 8]
PALEHEER R T LT R EYia] &,

2/6



i8] : At 2aWavelI ¥ AN EER Z BIFEAR AR R R BE W Z EWMEHKFE ?

& Vigliettai@ i 7 , WaveSiit ;88 — MFHIEIYIR B GETS IR SITE SN IR RIMR 1 JHIASOs %5
¥, MIFZHYIWVE-003REHIERAMIIEERRT , Hizidligd , 1B EaIHBR R ENELGL
HiE, MiRERER , 7EPRECISION-HDRIE R , KINFIRE R AN EZBAIFIASOSLA MK HIA
LR ENSE |, XM E TS ARENGR,

"KEBAEZLRI T —Me] A EHDERIGTr 7% , IFREXEARARNERP LT
TR—IMERIIFEARMANAILESE HDEERFHFHIEAY,

18] : WVE-O03RYF{L 45/ 2 A =] AR F o3 2 81PRECISION-HD 38 A9 254 ?

&= ; Vigliettafi##F i , XML FEEM BB IHRNATHIEHXYPRECISION-HDIR g B HERE
BERFIBHIASOAY), EFMAWVE-003 , IUFEZRENEREE —MIENFIE-RELL |
MRAMRINT  RE40%HIEHE T LARBWVE-003;577,

18] : tominersenfY4529 5 ( BREIESED ) BAEN Z EKGENERATION-HDTIRIEHILER 4T
220 ?

% : SchobelR/R , BRIEARNFE , (EFEEITSGENERATION-HD A IEHISTEBIFE ST , TS
BEIFHIEE,

8] : EEEItominersent AR PMEFTRAYEI , KNXESANZMAWVE-003H—IMEEZES
REZE?

Z . Viglietta@l MiiX R — M ERAR , EFBZESMNN , RNV IR SIERRIIR N,
o] XLEERFUFIFZWave 1 Z KX RATERKINEE] ?

& : Schobelsgiff , XLEHIFFES KANBENMHDAR R BT THREMINEY S IRKRELTENXR |
X HBANHDIM R RAYINBRBESER.

A EZBMHBERIRTIAEFIRSAENER | EETXEREIIRTIRITEHRIEE RF , €1
JHDHB R TFEMRIE , BATAIUMNRES] , AR M@ ERE,

HD A Ri=fEF | 2RI InEFFIylH!

FTFHRWEFEHDHERZIGHENESIFBITHDEMFMER, BEEEIHY)I2DNAZRSHHY
MNLR , FlRERT EMAEE RIERORNES | PJEEMR T it 4 —ECACHERNAZE
FERENFREIER, 2EALERMNTSRERITERESS T — P IUHDNARKBIZEHY
HiE , IMEREEBANSEMCACEE FINT B , XM EWT hIFAR A IZEK.

EXBARHR PRI HOER 16

James GusellanE 7 FEHITERMAARRBENFAIEBEFSTHDRE M, MIZEERA] , BABRK
HCAGEE 2 SHHDIERM AREIRER , EXEFAERSER , MNMREETHIRR., iEE
i, KERAEZLWM T —Me ALK EHDERRAT ik , BEREXERRNERT LM TER
—IREBNFERFINATN AXLEE R IHDBERHATIELY.,

3/6



—LEHDEEMCAGCE R LM AR , SFEATRIEMAIFIER LS RFUN A1 18 HILAEIRET |, iXFH
PR RERINE, —LEERREMNEZEINEFRFANTZFER , ENEDNASZ RS W LS
BEEEEZEFA,

BT IRRIXLEEMERNEERAREMRIEEHITH , BHCusellaXFHNMFHRIEAKREESHY
#8ifE , AHEASHAEITT TEREFHIERE(INEZY. FRZIHIFI g MAEEEER |
EERBNAEMERARARERPENEE, AT LAMWHDEBES S TRXEMRR |, EXFHAMIER
KERIE TR 79 FT B , GusellaZk (i T X IR 33T tH BYRT [B] F045 7,

EHTHDHE IS 21 © IR RG]
Vanessa Wheelerff T —Xi&# RN T RERIFI R HDERZIHE FRIEIRE | LAFBIFAT]

THRERRZNMFEEN, BNEEERS DNREREHTNR | 15322 SAHCAG
EEFIIEREYT BHNER , IEARTIZEN..

Wheeler sHDR TAF A VR T — ¥R, EXRCACEERIIMES T BiARIREHE , &
ARBENTEMEDS NS, MASKRENHEZRHNHE  MA-—HRSHEERRERA
( CRISPR) fZibE|/NEERIFFAR , URIRRELESHCAGER T BIER,

SALHABLIADL

@ WP W

N
&
[
N
N
it

S

BIEEITEDNAZBHEIM ) E7 | FIEE Z Z Uik EE FHE R E

AT, XE—NERNARS | BREEZIHERER] AER = IFIHD/NRIREIRCAGE S YR
g, mEMBERNZEER. Wheeler R HEREEN EBHERIERIEITEFZBRIEEERY RIS
&, UNEREETEERNKRLFEMHD R RIVAERAIZEEN S 7M., RAT BAEEIRFI
PRI H R RIFER |, W TR HHDITAIEEESE |, g Triplet therapeuticsF 2 B IEfEF & Y
Ay, BANSKEERTRIMIIEER,

FANTUI{RIIREHTT FHICAGEE

Michael FlowerfEfa T8 7T — R HFANTHIER , FANI1RIZS A LR EM AP L IMNEEEAHD
HEEIMEFZ—. Flower AMAREH T X FFANIZERUE TENE=401IR , URFANIESHEYH
BHRHWEEERRTL4A—IUIRBNETHRFANINE R T AEEHD AR < BER,

tEEIAF & T —MET ARG E , BT oS ERERGYET HARRAREERRMm |,
fi1geaz MEFANTSDNAZESHIMIE, FANTKERBRRAKINE TIAMAREANIZEN , RET
FANTEX—ZREHMEZRY, BEthER—HMIHE 2T e ALEER 2 bt JE

4/6




FHRIRARAIZE N , XRBHAEEARBEFIVILIE,

I AEIEENFANIEERZ TR FNE , AREENE— oW EMAARAEEERERE, XN
MARRMA , FANTRT S ZLDERN AN AN XSRS R MR NREN, MOERREERNTRE
FANTZ0{a 5 B fth EX0A T HuntingtinER A AR AR EM N E R B EFA—Ah I EENE
FANTFEftZF A AR AR EMNER 2 B EEMWEEER, XM EEETAEHBANTIFE
BISRAR AR E MR E B FAF AHDBE AT IS,

PHET= R AR B H R AR 5k

Daniel O'Reilly %2 7 5 —MERZIHF , —FIUMMSH3MNER, MSHIEFARATZELIEFR
EZ. O'ReillyfEA—MER"RNATFIH" (RNAI) BIRARIFERM AT ERRERIKE, fhEyshRN
(AL HIR FARNAIF AR 7 A K FPHDERERIKTE |, BUS TRIEMIMR | EBERNMIFARIN
R, ZLERNAIGYEZEENAMPERR , ARFRANARFHEFER  IR—MRIFINTR |
REFEA =] ATE AR R SEURIE R,

O'Reilly##id 7t FHHDBE AT HiaI N AN , HDRM T B CHIZKE. O'Reilly T{ERIBE R
BB FMEMSHIKTEAIRNAIZY) , MSH3REMM BT AARARREMMNERZ—, HE
&, RFANEBERRIMHMEENKE , BB 1FEBRERABRAIEE, B% , 0ITART
RNAizg#) , SESE/NR AR , EREMINHTFFEMSHIM KT, BI1&M , FFEMSH3R K
SERHDERFARAREMMNEZFEE , XRIFX NI IER] B 5877 KiZH.

O'Reilly IFIRAEF & T —RIIRNAIS T , IR T Bk E a Fa S AR ENK
T, XERZIEESERANTIA,

BT E A R AT E Kia T [FBHDF E{th BB 8 3 K E IS &K

Irina Antonijevic/ 48T B Triplet A Bl & —MFEEFT HDAEMEBEE Y KKREVBEET ATTX-
3360, BERIAT , BIF3AEMNHERAAERBEHTEE T KER-tLNREHDHIICAGE
EO

Triplethy 7528 # W RIE TR — MEIFERMSHIRHIEZY , ARERCAGEE FFIMH
18, REB/NLANEERCEZWMIAFIUNECACGEE FIIMT G |, Tripleti® ik E T XKIFAELH
MSH3ER , AAENIPRERMSHIRSZMEMEE , MERENXERR, HFHDNEEE
FREIMSHIKERE(RS50% , AlERARRY 5K, 1 EBSKEMAMERYT KSERFHERER , X
IEBR T A1t 4AMSH3Z — MRIF AL S,

TripettyIiE RIRIEAVIRIEATTX-3360 , ER—TASOHY) , ELE/NEFMRENYIRRFHITT
TEMMNRAENRIKRMERE, Tripetidl THAMEAKRMBRETT % , UMRAYIRFIHIT
HEIZHDR MR R XN, BT EZRRANEREHAGY , tIFEAYEEXMSRIINE

8

Tripletit %I F2021F R AR TEERBIFN R EREEARAIHD B E i TI/Naffls R iR 3, MBIMGNE
MSH3RIFER AR — e R FLR A EMIIREY),  AntonijeviciE B A T — 1 HTriplet #1THIE A
SHIELD-HDRIMZRHEIGRIXIE , CAE Tt TRECAGE S ki SHDIEIR—EiHE, REMmIGE
{ERYkEY , SHIELD-HDiX 3 RIBE L FEAEINK, S+88ISHIELDS 5EFHEIFSMENIZEIREY
TTX-3360891/1IH8R iR 30, XIS 5HEFHDALKESHIELD-HDAY A F]EE,

5/6



BRIRX...

SWE—RNSFUBLER, BABRXSEESHHBEHRIES,

FU-IE T REFXEET, Leora Fox HEFFTZWARMB=LIF , ZHEE5EXXFEZITIFZ
WEESEXRAFIREN K, DX FEFEZBIT/ A0 FIIEIZERZHR , fTriplet 5427 Flz.
1R ES I STriplet 4978 B XAIH#, 2 THEEZ L FHIERIER | BB E T2

&

o

HDBuzz2011-2025. HDBuzz A BECIE L ZFr[IE TR &EHLE,
HDBuzzA 2L EFF#I, THEESEiAlRlhdbuzz.net
F2025F5H817H3TEN — Mhttps://zh.hdbuzz.net/304 T &

6/6


https://zh.hdbuzz.net/about/faq#conflict
https://hdbuzz.net
https://zh.hdbuzz.net/304

	2021国际亨廷顿病治疗学大会-第一天
	2021CHDI国际治疗学大会第一天最新进展
	Dr Rachel Harding, Dr Leora Fox, 和 Dr Jeff Carroll撰写 2021年4月28日 Dr Rachel Harding编辑 Xi Cao译制


	Wave和Roche的临床试验更新
	来自Wave公司的进展
	来自罗氏的更新
	答疑环节

	HD人类遗传学：药物的修饰因子和机制
	在大型人体研究中发现新的基因修饰物
	透析HD的遗传修饰：理解机制
	FAN1如何稳定HTT 中的CAG重复
	阻断亨廷顿病模型的体细胞扩张
	通过停止体细胞不稳定来治疗/预防HD和其他重复扩张障碍疾病

	直到明天…

