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S5 A BT HENEANFERTNAY, B8 T XHXMERBIVETHR, FHIREAL]

Xt — ST AR R

204E3K, W35 Fredrick Van Goor—
L 7EF 7T 38 A% P i 0 2 s JE MR AT 4R fk (cystic
fibrosis) [IiGYT vk, 5 EE AT THE X
Liko Hb—kZik, h—EiCZH#H .

I R R 00 T B 27 4 Ak 138 4% 2 1)
R——2—A NIAE | FePE4F 44015 i v 5 A
W (CFTR) EEFMIM /N1 IR, Bk
BIXF R . 1ZERmIGCFTRER, CFTR
BAWEHEMBE L, BEEFRRREEE
T . BT AMTE4 K3 720002 F
CFTRAZ 5, Hriid350f 4 5 & AR & A

JREGTIRE, AT 51 A3 N T 55 A0 45 J6 A= i
(RIBIA o

TR VRR T ) £E AR AN M A BR T HE DL b
IARTFEIVIR, EX A& FE bRl NIEH G
B, B AR AL N HEBRTE Sb—— AR N 4B
IEAE— M YT b, FAb BT A B3R & # e R
AEREES T T o IXANHE T — BELRERE/EVan Goor
£ f ¥ L o

Van Goor @iz T ik X Vertex il 2

204E AT, JRIT BEVE LR SR E— TR 2
SR ARIX TR IR, Ll SR P P BT VT Bk
iR, DASGEE U RIA T IR . BEEAT
4ifbF# 42> (Cystic Fibrosis Foundation) /&
— KA TG B2 NNERNA M AEE AN, &
— LA AT X I P B9 AE R R (IR 9T Ok
HIFF K. ZHE4Ee S5 XM AL [ TNFE Sl E
f#ii% (¥1Aurora Biosciences/A @ik & 1 — T
W, LLF-3R T B 3% CFTRBk [ JE R 7= A= 1 5k
W EIIhRE AL &, 200148, RERAL T s

AT BRI A TTN, e s
PR K RUEE—— 2B IR G 4
YiTrikafta—— i fEh k¥ 7 EHEAEH . %4
WAE20194F ik LT J5 108 A S8 1 4.240 3%
JOII B A, Iz Iz TR .

AR B kg K% (University of North
Carolina) & L5y KW FECFTRIE 4> T 2E4)
2% Martina Gentzschil NIX =4 7 1R KHY
FEMA o I PR )RR T IE B I 48 X6 2 — A H Y
VBT 7. Trikaftai@ A FHEw 20— 1N 4aN
F508del )54 +5 N B 4 fb B . B R
B LB g R, EAERITIZ 4
FEVELT b BB T, 80% LA b #F4% AF iX Fh 28
A,

B X7 i CF TR AR I JE M 27 4 107 V2 1
HEL, SUBT RN SO K EA R R AR 5 2
fif, AR AE B SO0 AR 245 W A v T vE T
Ko MIBFFLN 52 A0 St B8 7E DU B A S
WIRIT T ERN S I — 8 KRB A E——
HEFE N

T 2 M W Vertex il 24 22 J WUl 1 IX KA
", RMIHE ST %, R LT B SEE R
DTHEBER, § KT X CFTRIATET 1
T,

Van Goor#g i, Hf, X757
Bk “BmMAH N7 . EMCR, K, B
LR HEAL T HAE AR O “ K JRRIH 7 o B
NFNIE A& 75 A AT RESR B —Fh 7 1R e B A
ThRe LR E RAZ IR, RO AR AR A
SR ART BRI AT I X A 5256 o
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Van Goor#t i AN i Pk i /& — N 7E I EL
MR FRGE. Bk —REARIE —
KT AEHMIEN . BN R AT
— M e RF508del CFTRINAEHIAIT
XK Bl A K I B 1 A 4 AL R BEAR . (H
F508del& — /N2 4+ Hbx .

ANFIMCFTREAZR AR . L4
SEAMLIEE RN G R, S#EFEEARE K
ARG 53— AR (¥ 2 1 53 DU 6 vk s 7 3
i O Prae kv PN e pea ] N LY SN
BHTAE, BiEARRTEY R -5 8B R KR
] AN [E 2K 1 CETRE S Bl 17 LAS o ix i
AR thah, R KRR IRE], i
ZRBLFUZ TR NI RERRRS.

XFF508delifi &5, HAZER MK S S
KA =42 —HCFTRERAEFAELFE: DL
SENL BN MAR by GFANZE 5 B 1k 41 M e 1 2 1
HILT Thaest ok, RN 8 T R 25 4 A i
THIE AN §E EH AT RIS .

Rk, Vertex[#IBAKniE, ‘& 752 4 /b ff
MG — M RY IER], BB E A
F508delfE H i, JF¥ 5 SR AMEm: 5
— b SRR, B LR BRI R TR R AR
Difie.

N B A T el 788 AN ) . A
IR BT —Fh 4 Nivacaftorf(J 8 5a K 1, & nf
DA B CFTRE B Hh ) CR A7 T . RE %
S TARGA R UK EF508del CFTRIFIMIAE,
B T AR G55 1D 5 AR I NP2 A e, 1%
AR W5 R T8 1) T 2 AR A

20124, FDARBRI 2 & & # =
(European Medicines Agency, EMA) flt#E
TivacaftorblKalydeco N7 i & #HAT A &,
TIRIT B — A G551 DRAZ L LF
B EE . GS51DRAZ HCFTRER RAE ML
Bl R T2%. A, HUEERE, X4 “%)
MIE” RESEIL L =4 R

AT FF & P Trikafta, VertexBI R F 5 5

Tk T LB AMLEY.
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TR, BN ER I A ER .
AN RR LT — AR T i ik 25 )
lumacaftor, & LLEivacaftor— iz o 3%
F508del CFTRI{INRE. X Fh 4 Orkambiff
KA ITIEAE201 53R 19 4lb i, @ T A ™
MF508del RAF R A ) N—— KR4y 5 4t 5 3
PEA A B ER42%. ME, —Foodt i
iE#ftezacaftor 5 1 i #fivacaftordi &, 7T
20184 LLSymdeko it ARG L HE, & T [H)
FERTANRE, DL IREEHE A F508del B A Fl 28 —
MNCFTREGALER EH BTN RABKNEE . &
&, ERH Y Trikaftadh, Vertex 2 pA7E4
FSymdeko (1) Ff 254 rh AR I 1 88 Rl TR 5
elexacaftor.

Trikafta (A2 IEFI{EH T CFTRE H
IS, ENREA MR X—HEE
MEF508del CFTRIMINRE 7 HIAE S A%, 1F
il R#EAF508del RAZR AN, Tikfhil
R A 3 — AN S AL BE R W — PR AR, ERREM
s ——IX Nk —KEENE B TR,

1AW 5 Gergely Lukacsih o, X2
ToEE R ZAEE A& . (B2, fEMERFER
FIR 27 R K2 (McGill University) 50
CFTRIjfEM LukacstE i, Trikaftaffy+ Hi4f
WIEANERE, SERMARKE, EHZHAESL
AR Rk AT, MIREE N ZRFFEE. F
i1, KalydecofEG551DRAS M AR BRH T
BEMVIGERR, HESIEHL LKL
Jiti D RE R B ——T] B A2 B T T S A7 £E (1) it 45
4. Trikaftath n] 58 H B RULLHI 5. Lukacs
e, WATEHREFKIPLIE LR, Fae e

o

Vertex H il IEAE B FE RS 5 & k17
Trikafta (i ilm PRI CERATEIHLHE R BT X122
L ERIERED , BB 42—
Ffo AR B A B2 TF R —ERe8 e 2
JUIRZ 5 AS AR AT HAE R 97 732, AT
BB R R A, FEEEE K BT AL

ZAE TR AR SRS e A Y
), AT Trikaftafy BieH e RCEH, K
ZHUEH A S A Trikafta. Vertex 3] AL 7E
Ak 23k — DM AT B AE R SR BN A S 20T
SR . — MU A Bivacaftor 1k 4k -2 1
AR RIE T, B — PR A IEF

Vertext A & it —— FKIF KX KW
A A o AT BRI B2 R ) 2 A A
(AbbVie) IE7E 55— Al 55 — B Bt (¥ i R X
U AR N7V A i [ 28 T 1 I VA R s
() o i 5 R R Bl sk 56 = (Flatley Discovery
Lab) M HTEERIT 7 (Proteostasis
Therapeutics) 43 775 N REE B L T — A
18 B 55 K0 — AN B

Lukacs¥g i, B 4 IF 750 1A W7 1
., TR /e T CFTRE H R
— KRR E T, AT REER, B
RO TR B ATTE, AR AER
AN FE AL H A R 465 & A U &4

H AR A CFTRA N N 7 AEHE & H -
14 557 38 of CF TRl 18 1) 5055 1 9 30 I UK 771
DA I ZE K CFTRAE 2 i JisE v 75 i (R A 8 7)o 3X
675 1) 1 — 5 TF R AT RE DN 0T B 254
BB R ) L A R AR R R R
7T ——HX KM AR D i N R (A
NERAECR D, IR TR B R
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WK CEFTRA Y B 1 5% 77, Fel T4
BT FENRBHHERIEE, B8N TR
F RGP AR (R . T4 BT R A R 4
PRI Th RE A RE A, 3K 4 AR 3 4 0 62K .
B SHER, FEAR R — R0 pr A AR X [F]
—ANCFTRAT N FroE R M. BRERNZ,
A B[R] — Bl 2 aT LLET XA R RS R AR

Ip 22 M) B R I BE &) i R & oK 2
(Johns Hopkins University) il F< it % 2
X Garry Cutting®7~, BiE AMIXCFTRA
FIRFPER T MR, RIW—VI#A T # . Cutting
RRBKECFTREAS KN “WHBITH A
(theratyping) MJJLM R EHZ —, ZHIBR R
R 5 e A 6] 5 78 an ] %o AS [R] i CF TR 715 771
i R

Cutting®/r, WHIT B R “FR
A REZ (1 B3 A G R e 2, JuIL @
IR E WA SR EE” o Cutting/ZCFTR2.
orghi#i#t N CFTR2.org/t— M HZIHE L
S RFMBUHLENE S SBEEBITHSE

HAEPE, TidF T CFTRIUS M IRAs . Hd e
FIEE S BTN T HBhisl, HBLE SN
BT 40 BUE BN

bR, BN G AR IR 2
X WAL B 7. ERXREEA T, K
R I PR 56 2 A ) SEFR i), Van Goordi
o, S B R — BB A X R
BRET, REARKGAHMMRAER? AT #H
YA e, IR AR TN R A 4
P 3E 77 2 G0 RS R T2 L RAE X AN R 2454 5
MR . BT RSN SEIREE, Vertex A
CIRIFDAREAE, K H YA T EAG JLAE L
RAZ 1) BB ——IX EFDA T I T4 5256 51
D I RCITRT

XSRS T Vertex /s w1 526 254 () ff
HYEHEl. Kalydeco @ 3kl 7 43747 WAL,
WG551D (= 52 e @ 3 T J3 oG D .
LukacsTilill, & T Trikaftaf) & & 4k 2k
K% .
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B —8ECFTRIAT A, 1A —4H
TP A 4EAL B3 R B KA T% M)
MEAEAF=AECFTREH .

— LI AE VR TT D7 VA V] e dE H T R
Yl B . BT VR Bl A AR A R K]
RIOBRXFEE . bR TCFTRZAL, & —1
LY AT LA o s A A1) K SR T RN T Ak
Y e E AT I RE . 1R S IX L T E
AR A B T IR (b CFTRI RE B 2K

AR LA B ok & CFTRER H 1) & 3%
HVEIT JTVE VT BESE A RAR R 7. W2 XM
MREFHEEN “SRALEFLT”,
HAF RAFER & A RAKELSHEE L
“EERY . XS ——AREA R LT
T Mk . EThEECFTR&EH
J o

1R 152 24 400 o AR R A A I i ) — Fofr R R 7
%o XL T REVE FAZME R R AT L AS
5, PSR E D) R S R R A R .

AP A, PUAERAYIIR KT RSN
HhnE e, AWM EE KRR BERIE
FEFHREZEREEE, HERARIRSRH
Tike FEVREE AR S A A (nstitut
national de la santé et de la recherche
médicale, INSERM) #f 58 £ H 3 1 4757 VA 1

Alexandre Hinzpeterfgit, MiZid&f —Lk
TIER], R, IR IR TR IR A
z.

VRS It ok R R B s 7 R LA
T, WRFESS LRI FHES, X
e — PP R, %A R AT DAAE SR R
F1 53 9 B 4 & B SR A B3R AL BB AR 2 1K
B (HiX T E MR ME: RS — it AR
AR 23 %k 20 i 1 2 A T R o T e S .
Hinzpeterfg t, R0 2148 2 F 0 7 2k R 47
PRI B AR s A, (R 75 2 4 47 40 i N IE 4L
2N LE XN PR,

VP2 B BRI I 5l N R4 kS
(F)984s . B, Hinzpeteril iy, Fig b, %
o N £ 2 A BT 1 AR RT DA B R A
BN AT, XAESEEAIFEA LR BRI, —
Fil 42 BT E54E (ataluren) (I EEZY © 4 pdtt
HEHTHITHRIVERAR, MAERES4EN
e DA 2.

Van Goor#g i, X @EkE, NE
PEEF HE AL 1) 55 5 10% FR) B8 35 4R BV 97 J7 V57T g
T BEAL T 5 HT90% M B 38 [FIFE £ (RS [a] . K 7
AT, (A2, fhrbiE, “IATAREIEATAT
NHEBRFESL o 7 IR I R T 22 R R 24 2 &)
BEEZK YL o
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RS TACI AT B T 7 & Fft IR T B A 4L F W RTRIZH).

TR IT FEVE A7 4 A0 I = AT VR B IR — T
AR R . RETLETERE, (AERAY
KRS 3 BOZI BRI B B ——FE VR LR 4E 4L
B AL SR (CFTR) —— I ThRetl K ok
T g IR L o

S — P CFTRIF TS A 1 I t e 48,
X BT VR BRI T AR A8 B 40 A M R e K
V. FRSGE T ThRE. B3R ST BEIRR
B AEREREAEE. BEECFTRIET K+
BB TR T2 LA gL, eI LE i
ALV RE K, BN E AT LB 1k A A
R AR S ST RAEN ZimE. 26
CFTRIf % (A 16 7 BLAE W] LA B 223590 % i)
Pe Mk A AL BB (L CFTRE K A — N B
AN LI F508del R AR (1 3 ), JF H H Aix L&
WA R A AR KW 1A H T RIR 10% 27
DL GRAR e A AL B

BR, KLYt — 8 IF Kk s &
Bhik o IR AN CFTRIE A B+ 19 4% 4t 7
VE T B IRAT AT Fr 82 4-24 F 1 B AL XS IR 56
(randomized controlled trial, RCT) , X
FH & Fhilm R &5 M & . H 2505 1) 2 20 207 W
RAR BH W, 1K — RCT A 1HE K i i bl xfE DA S22
Mo BEAL, A IS BRI S I T B B A HE T
% (FEVRES ) 781k 2 it T 5 4 47 (1 38
PEA YA B3 R R . Rk, IXEeFEih 4
Yl 2 N RAL B FH A BAER =LA BN A
iR, REMATRE R LA YT 3k
REIER IR AL

W B2 TG RO X — Pk a1
ERREZ, 2017FEAHEREH B CFTRIFETS K1
ivacaftor I\ A FM I (1) B Aty 4 K 245 2D £
AL AR e NBE, X R FDATE FEGIHT i
JE o AR, NIX—I2A%H, FANETA
CFTRRAL REEM D EAE P R, XK

INAE— AR T REIRIT . (AT RERT & 25110
NI 3 o T I A 7] 8 B 25 W PR B
By ORI 2w AN LA R AR ok, B2 — 2Rt
11 BB PR L A

— RS (AR R T S REVT IR 1 KT
e XA ST e, REMERRRCFTR
Thfg. I s I AT O 5 25 ol o s 24K
T 75 % Ao I A B — B, VT RS 1 I T
DU TR 4Eie, #BARE & ZRITHEFE
WFENE L YEAL B RAF AR A CFTRIF AT
CH AT R E 2> CFTRIE Y BBl 7 AR Btk e F T 5
WEMEALAEED .

TR 1 K IR A CF TR 5 X 1 1Y
T BOT R BN fE . 32 B iz R it
T X CFTRIRE I HEHA fli 1 —— CFTREE
RO T IR T . CFTRIGHK & &
BUTHH &AL & BN, X Ess
e IR B b (R T 4R o T R AN 3297
B RSO, BT FETT W A T KT
i REHER T CF TR Th RE/KF

FE M E R AR IR, 2R FR S B8 7
T MEENERE, OFEAFENEIK 2%
Z B B A I R 2 56 . #E B R CFTRIE Y [ 7
W, X—dREHEREFHEE. KR CHZ
PRI AN, RAMEGRARRERS T K7 A
R THA 4 B RS . XA
F BRI N TR AR BT T A ZER
FEARRCM M S8 A NBE D, BEVE LT 40 5 LR AR
MR, MCFTRIA S B 7 50 gt e A T
X WLRAR B

ST T /KR8 5 I R 45 RAEAS
PRIEAE AR AR H R A%, (BRI SR R ]
CFTRIF T K 5677 5 AN [F 5832 58 3 (¥ 48 34
KIARIR A5 R A AFEAR SR MU AR SR, BEONER
R, THABE KT HEEMELT




4 &y B www.lifeomics.com

R s G CTE = MR
BRI DB T, FIRE A2 5 27 440 6 3 0 B AR A T

BT ACEIHARBCFTRIJRE K. kit HREAZ S, Hif TRCTHEEAEE A
B R MAR R ER TSN, SEAASRTW O, - AEERE P RRRELL . B
WY ——XPIMIE AR B BRI RS T R iX Eefi i, BLHEREVR ST 75k
A0SR A TP IO BRI R TR

BRAAIEAT MR E B, AT UK B IR AR
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ATRIPFRENZHG,

LK% KFE C(ivacaftor) E20124F L1,
BAHE— AR AE T B 4L 254
B, RERT65 KU EMA. Gk, KRASE
41 L FE 1k 0 B 4l R A RS PR ] PR AR B P .
BNR, fE20194, WELRMAER XD
B T A6 H ORI Z L, XU B L %
PELF4aqb 5 AL 2 TR 1 (cystic fibrosis
transmembrane conductance regulator,
CFTR) HyH:LuRAr, ZHEDH 2 3 BB 1)

B= A4 C & AE VAl 412 W 9 BE I A 4E 1L 1)
WA LA AR R AR I 2 e A R . 15988
TAMEZ AT 5 NS WG ) LZE I 2T 4E 40 i g B
MR B, A AT Re, BAE LR i R
Hy, WVRLE AR LA A B2 IRYT .

HEHAENBERESEHMNEIL, H

e —

BRILIEE
D—

7 T T AR) A8 I A N AT S AL TR R
&AL R R 5. 202 4F 0T, MK 5 57T 2R

=. TERNATT EET4E LY

MR & RIS LR ELLS

FETERNRTRIEFHEWL.

BECEZIWM . YL ] 5T BOR
PRI B WiE R A B AT . LR RN
PN Sk 17 - S By A% ) 4 T AR R T A R 2 O T
(Wake Forest Institute for Regenerative
Medicine) HIfiJLiGIT Wi i Graga Almeida-
Porada®/~, H5: b, HIRZHL B =2 Tk
WAEE .

PRI, PR AR AR IS
YRIT W Re = TR & B i . BT A 2
AT LR SRAE 2L AR AT B 2 A BB ICFTR
BN . AR 2RO T R SR 22 T AL T 4k OR
(Case Western Reserve University) [/
225 Craig Hodgesil A, 7T B WNEBEIX
— BN R AR A BRI AR S AR T AR R
RE BIAS [F S GRS ] s ST 295 9 1) 28805
RIEFRR, BRTH, J7R08EF.

37T R B i OchsnerE %344 (Ochsner
Medical Foundation) )4k L% K Janet

11
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Larson®i 5 BB\ &R T F 8 N ER G IT
TE/IN BRI AR AL P B o 7E 19974 I AR 43 41
25, YLarson[ElZ, A RESERL R MR K
TrENERELIER SR, ZRLarson 9fRAl]
B E E MO S AR, K2 BN A 4L
ViWNAPARER T AT SRR AN 375

Larson% A ¥ 2wt A i& YE I CFTR%: K #
NHREE S B R FEE S . XN
AT CFTRERMG, e 2 HILE &AW1
FEBH, 1 CFTRYm 5 (240 i 5% Th 2 1 2 e F5 4
528 B R G0 P R K [ A S 1 A b 7 R
5y . LarsonfJ BN & FR, EERFTIAE TR
WRENEKE, MREBIER, BEEFE
TRk, A I i ) .

B A NI VF R B 4 W, SR Y
B KE TG LGS A 565 LR R R R
ik, WA EA RN B CFTRE AW M IR
7. HINHCFTRE A K RF:Thae b F T T B
BN 9 R IR (1 35 0k R A B, 4 RABLCE R
B, ERRILREERES, A8 [E &
WG, HJashiZzERFRIEN, BEREEN, b
S IR A i A A R AT AR I R R
He

Larson ) A1 BAFE AR SRRV 7 B 7 ix ik
Ko MWRR T — DR RIGRIAL . 78S 1
19994F, —#18% I EJEH TE LI MR H IR
WAL (SEMUELAHU TR o XibHEA
BRI AR T 1 2 aE—— R A . B
FAFHEAET - Larson 1 dE AL Gt 77 v 1) e Ja e B
TE20084F il , 5% [ P AN 25 44 1) A 1 3 e 3R
THERRE, M1 R, HIERREEE N
It £ 7] 1D /IS BR A

XUEIRIE “YER” T MERAT R BT BB
71, Larson®rx, WMRILAELE SR 47 e WM 3%
ShIBAE —FKE PR ESERK

12

K2 JG, LarsonFdks: T %, mMfEEEA ML
HEALHF T T, K2 B 85T 7RG ) LEE
ITERIRE, ERIJUERT, HAEEF 6T %
LA 45 58 7 R DR g T AL

B85 CRISPREEHIAR M HIL, #FFE N 51
FECE A Db iE S AR ICFTRRA,
T A2 48 Larson AR+ FH & 47 7 2 1 2 7K il 57,
{7 B 1t P % MU I T P DL 2R R . XA EE A
R B, A AT R G IT X — K
WHIE SR B AR E R = A T IR IE .

flan, X4, "WERVEREKE
(University of Pennsylvania, UPenn) [1]—
A~ DA i ¥ CRIS PR [K 4 4 51 N PR 4 5 1
BERAI KT, B3 1 — S PR AR BRI
. EBRARITHERT, YIRAERER
NRFIR T HEL, WA D R EETE L6/ . FEE
ITERBEE, 87 R M/ A 5 R #R g
R, B IR IR M ) 32E R

Z A BN B BIE 55 N B3 4R HoRS 0B — Fh 44
Oy RGN B ZRE 7 B, JEAS
BTV A . B 8 B B PR 2 18] Y
HE—— HH R TR, I H A
VRSB A R AR R, 3 EAE F William
Peranteaus B2 1% 5 S 0 28 14 41 (L B R FE
. HIJLEERE (Children” s Hospital of
Philadelphia) #/ii JL4MEHEE 2 Peranteau®
AN, ABATIRE B A 25 R G 6 4 ) 20 A R 1 AT
DL Ak LB et A 1 i 0 5 0 BV 97 7

B F REVE KA N 41 PR SCHR B K% (Yale
University) BIBFF AN RAER T — A # R RH
GG, FERR L/ B R A I I B R 4
W& BA RGN CFTRIER . 1% F &3 Kk
DNATEIE 7 51 ) R A2 B A B Al K kL, DA R
firk % 2 B R AR DNAE AL 11 6 B i) 22 A IR
xle
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VZ A TR S AE S TP U AT B R b, B
JUBHi9% 2% %X Marie Egan. £ 2 T fE I
Mark Saltzman#ligtf£ % 5 Peter Glazer3t[q]
SR BN E/EE . 20154F, XULHRE K2
BIRFE KRB, AT B AL SR e 1 g i 4 AR 1T
DB NSl 1 7 200 it R0l 4 /0 B e i LT
CFTR%7%, BIF508del. Bfij5, fhfilstiz$:
ARAT T %, HTFEWNGRT, ALK
PR B -Hu ST IGE (B -thalassaemia) (1)
AN R AR TR IT VA IRE SRR . T B
I, FEMAREZNITIES, BEKEHNCE
SEEL T CFTREF FIF=RiE R

B & K2t 4 (BUEAEUPennE %2
A FHEIID Adele Ricciardiss, Al 1Sk s
BT AL R R R RE S, I XS 1
AN R R, E20194E (1 & FhEL
W PR T IR R, dhilh, XEegERE
B, TET 8 W R AT IRIT Al R & — s 2
) SR

K, FERIIE ST R A LA T A2 W B
AR ENL, WBIVRDEZ T4
MW A LR T;# 2 E A CFTRRAZ
WA, B A T RS A O I T AN )

W, BEA A S EBGHAT IR LA .

teAh, FEAEEEAS Ky 2 i 1 AL M
R, DLT AR AT A SR IA I CFTRE:
DRl o 7 F0 A6 1k & 4 A A S0 SR 788 A0 M 2 o 44 1
B, AT AR A B AT 2 BB U
G AE,  DAVTA IS 5 10 11 26 B XU o

BV ASE R 0 T AT T E S R M (R
XN KA T BT 25 % HIAL 2 4 TR AR S [R5 44
AT T, BE A R A A R L
P R SE K23 % K97 151 2 1 A 4
HIAEIR) , 2 NIERIEFRA T 5 N2
JUBEATREI, PR A 3k 5% e i 75 22 M 2R /K Bl iR
BB AR, X —MEAERERE, F1E
AR ) LS A5 5 2 0 1 XU

SR BLAE,  — A fa] 5 0 ik,
F A7 B R RS A RE AL o et 7 5 1
WA, P DR PR 2 J] s gt 2 300 B 25 IR 92 0 o
UNITY IR B T 0 3% W 58 1142 B 2 =
BillionToOne, i FH 4+ 1+ %07 v kA il B 5%
[ I R G LI DNATE B o J8 i — 5 BE A i
W, BT AR A b R M B L S TSRl
i AR ] — b, X AR T A 4L
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CFTRINAE W] LASiE90% o fH 5517 FFlF fnn gt o
o RN L e B 145 i AT e T I G S
B L EAAH IR 1) — R B I RCRE K i RUx o 2
RGBSR EE, M RIER —Fh &
DL ECFTRZRAR I N K AL 1 5 52 5% 1 RS 2
EANC NP

XdE T HE IR — DT R R I,
BE A RMERMEER AR T T, 90% 2 DH
—FMCFTRZE4E (M. Wilschanski et al. Am. J.

50%, R IRAE I AR Bl AR R 1730%, {H
R LR 3 OB B E AT, BI30%
AT BATHIEEA B AR

5 B 25 WA i R R BT 0 R CF TR 3
REPE 2] 1 85%. AT, RER 7 IXEHP,
FEVE LT AL IR — R E AT IR . L5
CFTRE 4% 22 KA HI A BETH BRI T 2R B E
K2 XA AR B B %

Respir. Crit. Care Med. 174, 787-794; 2006).

MM Z M CFTRIIAE M 2 7 A 15 & L ifE
ST P RE ) BE I A b BB AR T WA T
[ A7 75 Wrs K222 B8 (University Hospital of
Brest) [E%21ift% % F{FClaude Ferec#s
W, G B AR ME S AT ) e B AT 4L
9o 3140 A2 FL B AH DCBRA

{HFerectl 48 i, X FFA EKE RAT 1%
M FLCFTRIJAEMI K. — HCFTRI)RE
TEHEABIE -, AT LI MR K
ARG R . B —MEHE e 2
IR, X AT Pk AN AT AR SR A 537 I 1)
. 7
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ARRMIE T IEH R AE N TEN TR

|SEESE i)

1——
Pt KB (Amphotericin B) J&—Ffikt Bl IR —ANFL, AT 1E B gg AT 6 R AT (1)
A5y, ATUABOR H A A g, R R Tl REE R, AR SEE A, ILAE,
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W83 B B n] DAYR YT MR 4R 44 .

PN L YEAl 2 H— P 42 9 BEVE £ 4R 5 i
SR (cystic fibrosis transmembrane
conductance regulator, CFTR) & (i (¥
S B AR . CFTREER K 8 R 48 25 )k
DEBREREE T (HCO,) KIB, M ™
HEAREThae. A K% (University of
lllinois) %4 1K fiMartin Burke % A i B
HCO, e il iy tE 8 20, IRz 2%
Al LA T 2R T4 P HCO IR &

AT e X A R AT TR, REX
Y 8 T IR 21 24 240 i 2R A% R85 1) b B 4 i sk
1T TR TE. SR E RS X e 40 f 43 Wb 1) STE R

TEARK—BEr (A B, T &= ARG A
o JEE AR A (R R T 5 550 O 2 A DA D 2 R 3
BV YL — MFE . HRE X HERTFR
R, KA AETE AR J5 ISk JLAE i T 4R PG
TN E) L E—F I E 2R A
LR LT 2 an itk

XA BB K 318 P 9% E FURG I 2R 0 &=
FEAERIEER . bR RYK% (University
of North Carolina) # & 14> & #JRichard
Boucher%§ A &I 1 IR 345 28 iE (1) 3 B 531
B, X —RFFLIRME T IS TE AR TR AL

— PPl i) 2 SRR A, RN
RIFLE ML 5 W BN BRLSY . BE R AL
K& _ER T 8 E A SBRIA & A 5AC——%
W R FZE R —— IR AR, G

WA (airway surface liquid, ASL) Zf5&#
Bg, SEREAR, JF H BT OX e R AR AN B R SR
T . IR, PIEEREME THCO, R
8, THCO, RIS N T ASLIpHAE, FEAIK
TASLIHJKEEE, A T HPiRde. XEIEH
Al LLRFSE 2 D48/ . AR AE — AN FEPEAT
AR RE R I T R R, XA
W, PIPEE B ASLIpHIE YK & 2 1 # K

XA T a7 S w gy, {E
HEREERHTHREA A EE. FAHHE
B2, EREAESCFTRERNB LR, X&E
WRE T A AT e T B AR AT A R N .

Nature 567, 405—-408 (2019)

WARAER IR - Al e 2 e MR, (RRAE
EEANER-18 (L-18) FIL-1 a XX L83 K] [
SR B K 1

TE# BHE LN T A 2 BOE 3 H
TG, AR, TEZEME LR 40 R AT 40
H, Il 1 824 FCO BEL T BELLE 7 28 R 1 A5 43 i
(33, FRiE— SR IE T R B A AL B R R A
B e =

e, EALmRIAAh, e R %M
e s E IS TP SN L A SRk P
N R FETE R, T X HE R A h X S 3 ] L
UIBR. XU R R, FHBTIL-1FIL-1 8 7B
A SBE RV LT S A 3t R 1R AT ART A B T o il 3
97 o

J. Clin. Invest. 129, 4433—4450 (2019)
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L NBAL T A I BURCF TR
KIRARRS, o KA. AATE wIA
N, EEREAN, —NIEFRIBIIGECFTR
B A 2 D] R 56 4 R A D B0 S5 o 2 BT IR SR
M HAZ MR RN . 2R, AHRER, #HiH
] e 2 0 R A T e T 2T A A OG0 1
KU o

BT, EHTT 7ok B %0 & R By
HE)E, BT EM LK (University of
lowa) FJAaron Miller&s AR, #EirE & L
502 Mo LR B2 N . R M ERST 2%
B T AR BB R, BN R E T 19802
LA BN H 235574 B, Rk
155X IR AT EC XS o S JEARATT R 1 3

WY

8 2 i 510 6 e 2 T A £ 24 4K PR A% O ) A
GRS T HUERIBIT I B8 %% R
B2, BT 1T 60 % ) A £ A 1 5 1) R 2 A
T R TR o R S A L R R B K AR )
WBCIRAS, 018 1 S8 I G 2= 3 BUI Ty BE ek
59, XAJRERH AT .

T E AR K% (Stanford University)
f(IElizabeth Burgener AWFF T 22 4R 1
® 1A (Pf phage) X4 RHBWE (P.
aeruginosa) WIgm . A1CLIEH, 44X
T TR A R G A TR N, S A B A T
TR, AT HIUERM M. MA1R &
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BR, W€ 15 R4 AE S SOF BT o

FESOMIE T, B T AR AL, 15
5 box HE L R O XU B e . SRR AT 4
B FEAMLEL, #EAEH BRI ZERSELZ . H

s A5 E R AR IR O S BT 4
w%%mmz RHIAE— AN, UKL T BRI
R

W a REY, RE PN RENCFTRE
PrEE RN 5 B e« VR 5RIE, 44
B A N AT AT XU TS R AR AR . (ER,
T ARAE D9 5 i XURS: 7T e A B T T
F IR TT 1575 2 R B L TT R T %

Proc. Natl Acad. Sci. USA 117, 1621—
1627 (2020)

W], PR G R fE B PR AT 4E A0 o IR
W, BEaIEERRERREMARAE.

78 0 3E AR K 2 — 4 5.8 4% FE Itk 4T 4k 4k A 4R
SRR EE T, 21 N(36%)FH PR
o FEFFZZBAAIF, X — LBl 2 N25%. HitH
B R 27 3K 2 A A 00 M PG T A 22 B 4 O
PR AW EZ, mHITA2IAME T T Resk
—EBE KR ARG, M T, 7EX P
B ARR I 2 B3 7 A, R 13 N RRakk
7,

SR UL, PTG B A AN TR it 2 s AR
%o HAETRIE BAHATE], PRI R G R 0
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JRIS - PO T AR SR e R OO M D RE T B BE N B
Fo BLAh, AT W AR BN B By B S A A
ERABC T X = PR AR AT 251k

IR, PR ARG RE 3 2018

A = -

B il I RORE A T T Ak 1 AR B,
ST KLI85% I %E )L, I8 EH IR IRV AL g 7
WAREIE, TRBEKARMGMEN.

LI 0 £ R R R e ) B AR PT LA R OE
WA EE . HRTHARBRMEEKA
R, XEIEHHLEFERKAGT THRTRCR. 1
M E SRR 2% (University of Washington)
MR FEN G EH T3, SEMEA 4R S R
T8 PR 1 58 T B AR KA R B AR SR A

Hillary Hayden%i A fs FH 2 5 20 45 R 43 17
1207438124 A RI BV LT 4R 2L FE 40
TAEYIRE . IXUESE T 2 1 R B 5 59 A4 5 1)

h .

CFTRAE iR i$2000 528 v] 5 5 3
SFoEf, R IR R IS B T HLE 22 7R
Ko IXFhZE T2 IR 2 5 BB 3 A TT 1) RN
HAEERZE, BEURMTREHCFTRE
R L5 AR i NG 8 1 HERR AR IR 2 4b, T
B AT 83697 7 i s R .

AN A TR 00 32K0Ks 55 B 11 AR 125 A= o v A b

PE T YA TT R4 TR IR e o Ko WA TR Ak (404 I T DA
RVRIT T EAAE B, TR B AR A B 5 AT RE 2
— N EERRIT A

Sci. Transl. Med. 11, eaau9748 (2019)

WA, HRIFAEKZE 7 &R R 2
MAEMHK B ERG. B4 ETT
BERERTILHE I TMAED S 2, AFF§ T
WD . KB RE RN a2 LI A
A5 X AR A0 I — Pl i T AE AL o

R, AL ] el it T3 A
U RE SRR A A, T BEATL I A2 0 ) 48 R
AR . BEFCRE, (ERZEWREIE R 1L
MI7 VAT BEAE B T R AR 4E1b 19 B2 ) LS B SR 47
P

Nature Med. 26, 215221 (2020)

T R R NIBIT IR . 722 S5 S
K& (Utrecht University) HIBFZT A 52 &3,
N B3 T T A ) 4 B ) R ) S B X
YA 2GR R BL, e TN £ X e 2 ) 1)
e R S o

Gitte Berkers% N 2 Hi & e T wifa ks
BT 40 A A e R A i (bR A i 7 3
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PEAF SR TR R TR AR E e . B —Fh
& AR TR AR (forskolin) F 2454 80 ] i L&
KBE, 2FHEMMKIIAERE CRER
CFTRRAW & FHBCARIFEERIM) -

AT B I R BIE SR AT T 24 % BV AT 4R AL
BEMEBRFHLNAYHIRN. 156 8#H
A MBI R (S1251N) , ZRA
XFCFTRIH T A Tivacaftorfi K M. 94 H 5
WA () 5 w45 Tivacaftor AT JE & RiSE VA
IT o AFEF LB T 2538 AR i) bR g 3 (0 SR 4%
T GRS ECFTRINES) KINERE, BAK

BATTRE PR A I PR AR A —— il Dy e A v R SR
(sweat-chloride concentration, SCC) ——
FRI R o

TRTT R S B KR B B e 5 L R
SCCHI T REIIT B R IEAR K. BRI E R
7 176 245 49 HA) SRS AT 9% 5 2 5 KB R i PR 8 SR A
PR R RER, EEERERBERRM—
Tt e A T 67 B4 1 77 9 R FI A A X6 - 2454 1)
SN o

Cell Rep. 26, 1701-1708 (2019)
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M 6G ™ RT-PCR (KR, IBMEEFFTHAKE,
i {RIERZRER, REETRiiERRE.

s (RNA/DNA) SFESE * lF
THEETAST—IhTU ARG ZE (L coviD-19 Fisehs))

RUO LDT RIS

‘ER: ERS "R EFAER TERPCRT /) CtHEEIE,
20 EAEFIN ENNNE RS ER TRIER IS R EHE RNA T DNA B)SFE (copies/ml) |
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