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Abstract: FDA approved 13 new breakthrough therapy drugs in 2019. Antitumor is still accounted for bigger therapy area. 7
antitumor drugs include Balversa tenosynovitis for metastatic bladder cancer, Polivy for B cell lymphoma, Turalio for giant cell
tumors, Rozlytrek for non-small cell lung cancer and all NTRK, Brukinsa, for solid tumor cell lymphoma (MCL), Padcev for

urothelial carcinoma and Enhertu for breast cancer. Blood system drugs include Oxbryta, Adakveo. There are also a large number of

orphan drugs, 9 drugs include Oxbryta, Vyndaqel, Trikafta, Rozlytrek, Polivy, Brukinsa, Turalio, Adakveo and Givlaari.
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2013 ££ 6 . FDA KA 7 IR 2454 8 fit 45 7 &
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ERACHEALLGYIRM T E TR R . FR L, BUE TR
WAV TT 250N 7€ I BF AL, 7T DL 52 52 PR 3 18 1 e
A BR] A4 R 25T Kb 3R A 98 4 47 T (RLAET
W PR FE ), 3 38 38 3R A4S = S o 1 4 3 4
HRAE FDA AAT IR 2019 48 2T 24 1 PR 5 2019 ££3%
HEHE R BT I258 25 LT 134, b fi s 257598
i EBOR A TAS R 43 i e F TR T R AR IS INE
J22 1Y) Balversa- B 4H g 9k B2 98 1) Polivy - i % B 41 g
J6 1 Turalio 3F /)N 40 o St et A1 i A7 40 228 IR I8 752
e 2% S R W (NTRKO SE 4K (1 Rozlytrek £ 41 /i)
Ik B2 987 (MCL) /) Brukinsa- JR % I 57 9 (1) Padcev Al
FL MR ) Enhertu. LV & 4t H 2 £ 4% Oxbryta.
Adakveo. F E [ Ff fL F§ Oxbryta. Vyndaqgel.
Trikafta. Rozlytrek. Polivy. Brukinsa. Turalio.
Adakveo. Givlaari. 303 H4 24 2019 43k 4L 1
R TT VBT 2400 4 BR ™ BB I B R L, LA
FL25 W2 50) AE RS RO OL ] 3 NEAE i R T 72 1
LA H 2 B IE TN B 2019 A 416 i ) S
PEZGY) A BRI R , DLOEBE A DS ST A BF 58 LAk .
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PUAR B EL 259 (ADC) BN — R 4 1l 5
(P VR IT 77 A IE VR T K R B DRI A — .
1] ADC 25 )t A ) R WA AR T 78 N R R IT K
B R A T 0t B ADC 2549, B AR R
I A BUAR AR E I T, I 254K3) )5
FRME IRIT TR BRI % A . ADC 2B — AMb At
Pl BA AR YEYER AN o T AR s b
FUE N BRI T 25 Re s a2 H bR,
RE 8% 3 T T4 -0 SR LA P 08 i b R 40 L b R
1 245 A 38, ) I JRE G 4 € 2H 23 R0 40 10 52 B 4k 9T
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1.1.1  Polivy 201946 H 10 [, FDA 41k # 3 1 il
75 B 3k ¥ K (Roche) Jilt T % K & 3 A | Y
Polivy (polatuzumab vedotin-piiq) I 17 , Bt & 2K 1A 22
FVT A28 R, T a8z 2 M y7 7 B
R AN B SR A 9RO B A Ik 2R R YR T .
S TSR A i 2 - — T4 R A To/10 390 i PR BIF 58 el
FDA %5 T 1 RBENEST N8 I L Ao )L 24 B¢
RAINE . I6 45 B IR Polivy 1677 4158 & &R R IA
BT 40%, brEVR T AL 18% s LR i 4 )

[H (DOR)KF , Polivy V59T 4 e &L
64% % DOR>6 /™ H .48% 5 # DOR>1 4F ; bl VA
7 4 56 4 9% fR 1) 5B v B A AN R 30% A
20%",

Polivy J& — Fi & [T 1] CD79b [ 1 €1 (first-in-
class) ADC, tH —F N AL CD79b Fit k. 5 Ht f 22 53
Z4 57 B B LB =) Ath T E(OMMAED 3 B¢ 1 3% AT LA
i) B 40 M 4r L . MMAE & —FUN > T3 A
22 5y R Z5) i — AN ] R E R S Pk 3
Mesd. ZREPUARS BAIE R R A
CD79b 45 4 , 454 CD79b J5 Polivy #% N 1k , i& 2 &
1 Vs Il R i R AT A MIMAEE 7 48 i 9 %
366, FU0 ) o 40 B 43 R AN S S A M

EMEAKBARMKEEEEETESMHE
Je (NHLD 7 R 5 26 8 % R I8, 00 L A3 55 1R s v
T 2otk B SRR R R S oK VR R R E
VT AR 5 B AR AR SR, AR I 18 000
A2 bt B DLBCL . it R ALIETT, 46K
B4 9R I8 PE K B 40 B ik B2 8 (DLBCL) £ 3% v 3543
T AR B AT 30%~40% [ B3 2 e & IR 1
FRM . Polivy [ 3R TT LA FIR L8 S0 575 H7 245 1) 22
Joa 15 B0) B R I A
1.1.2  Padcev 2019 4 12 A, it B 8t 1% 2% A
] (Seattle Genetics) 5 % 11 72 5K (Astellas) B A &
HI P AR A I 259 Padcev (enfortumab vedotin-ejfv) 3K
fib BT, %2 F A TR A O — MR P It SE T
ZAR-1(PD-D 8RR 7 AL T 2 AR -l A& 1 (PD-L 1) 4P
H IR IT  FF HAE B Bh iR 7 BUE e 0 e 3 5% A vk
PRIEIT R OB T S AT 1 R B
i (UC) 35 . Padcev 22 B M RHALH T¥6 97 UC I
ADC 25, o i AR A T e i e 52 3 & 81k
Al—F PD-1 5 PD-L1 41 il 771 1) = 30 1 31 B3 4 # 1
UC BB MY BT ZAH0N e N R IT 24
Y/l I 1BV S i AN O L B VI s o 1 W I B
T3MH.

Padcev #8 ] 75 155 It g H v B 30K 1) — h 48
R o %25 B 1A% 2 8 (-4 (Nectin-4) [ A
IgG1 ¥ o7 B P A& enfortumab 5 41 fg 5 1] 77) MMAE
I K . Nectin-4 & —F7E A5 UCTE N I 2 Fh
SR g R P R A R YT A

I A v R T 5 B 1T I R EV-201 BA %1 BF
FU G5 B, W T 3 N4 125 B BE AT 42 52 0 A A4k
J7 5 PD-1/PD-L1 #ill 516 97 1) J 0 06t A B 4% 1k
UC &3, VA T Padeev HITT M 22 4tk . 45 B
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R AR Ak RN R AR 2R AR

162018 4F, & BR KL 54.9 J1 B EH 12 A IR
B bR g, K220 75 RR A DR b T 2kt B R A
PRIEE b R A v — Bl A2 28 1 VRS IR P 50 o I bk
P 111 90% LA 1. H A4k y7 i PD-1/PD-L1 #1011l 551
SR T IR I R A AR ST VE . AR, X T X PD-
1/PD-L1 10l 77) 7 A= it 24 14 1 26 2 Sk 3t , AT T 10 v
ST AR AR . Padcev L1 XF T A8 L 7E VA )T
2 W fE ik B BR )RR R U 2 — AN E KA
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L BTN A B FL 1) B 3, Padeev fEIX 4L
HHEEDH T B E T
1.1.3 Enhertu 2019 £E 12 H , B # ] B fl H A< 24
— = 3] Enhertu (fam-trastuzumab deruxtecan-nxki)
SR TR T TR R N SRR AR K A Ak
2(HER2) PHPE TG 2 17) Bk 5 7% 14 3L s RN B 5
XL B8 LR HH L R G O sz ol M B
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Enhertu /& — 34t % HER2 i ADC, 25 Yk 3k it 3
T 1% 245 44 9 DESTINY-Breast01 [ 1T 27 1Iff 74 % 56 %%
A S RS TN U N O R ZS
60.9% (n=112, 95%CI=53.4~68.0) , H 1 6.0% N 5¢
LR (n=11),54.9% N0 E A (=10,
1.2 BERERHEEINHIF—FmER

it R B WA (BTKO &2 — Pl i N ER (1, 8 T I
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it R G R EE R . BTK 470 N2 B 40 g %
A (BCRO 518 4 11 =5 223/ 45 [N 7, & 2241 57 Btk
E 44 L ) &% b 4 L P AME 5 A T L S S
Ko BTK il 55 7 i id B #2240 1] BCR N 405 5l
{F6% 125 1) 400 1) A L 40 B o> 22 1 1 T

2009 1 H IS H,HEFHFMHM A EANEE
it & B 08 B 265 PE A & JE (Zanubrutinib, B & 44
Brukinsa) #% & [E FDA % T R 1 V£ 16 97 25 W) B2 4%
[F4F 11 H 3454 dE B, TR MCL.  [FII,

ZAILAEAR T T IERAE T

FAT e (BGB-3111) & — F BTK #1 il 551 , F1
S48 b7 | 2 BTK #5771 A7 8 Je AR L, A &
JEAE G PR F I H X /N7 F BTK 5 (i #8118
SEXF Bl 2 43 ) R AT TR I R 058 0 B8 T L
M RAREMEZE . B e il R £ A5
S5 LSRR, VAT B BN 2 I IR A Ak, Aot
B B I R 52 A B R R ik T8%

BT e A N AR BTK ¥ 1A) 24 1 s B4R 2,
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5, L HIT VR 7 1 IR B BR A 1 IMAE (19 5% B 1T 3 I PRk
B4 SRR AT B JE W] LAUsb BT B 85% B )
i 988 240 L, T £ AT 5 JEAN Y 42.6% , 7843 3R T AR
B e RIr25a0,
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5o I PR R EG AE FT ) e 77 R R 4R B IR Y
AR, W& B AT A 2 81T 24 A B 2 1 I Pk 2
—o SR H AT, TEEA BRI N B 1300 42
11l () S8 BRI e S2 B A B e IRV YT o [FII,
T MO FE AT & e I Tz I R IR A TR 2 A
(NI YN:0][7 71585 S s A N [ 7Ny
AR, FAAS RS B A A,
AR RPFRAERTER T AN TR
B e mEIG R RIE B WK 1.

T 25 4 B Ik TR 1)l PR e L TR B
RAEBFE AL SZEAM B RIRTT 5, 84% I B & i
15 15 B9 1, 59% I 58 2 o 5 42 0k, 7 — AR
BTK #E [ 2 ¥ 15 )11 156 X e ik 68% [ & 2 ik 2]
M GZ A, T3 B 56 4 G2l I AT 21%7s

T A% R SR, Wbk ES R 24400 o 4 BR 1 T 4
B HR K, B arE br bR E e o, 1
b 17 37 %6k BTK #1171 75 SR 2 4B K 1 @ B
AT & e, M B I R 2R AR 4, (S FEIX
AN AR — i 2 A H e fr
2 MiKAEGRZA

PR A B 23 195 (SCD) S i — 4L Ig A% 14 21 41 g
RS AR VTR O =t JARE NTIECEINE W)
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Table 1 Important clinical trial information of Zanubrutinib

AR 6 73 TEAE A EIP

PEATEE JE NN 2 1 TS A SR TT NN 2 4 BPTAE MR BZ 321697 1Y 340 2019-06-01  %£[E
B0 Ntk R AT BUR EL AL

AR JE 6T A G Xk L HE 7T 2441 2019-02-19  R[H, [H
AT B e S50 B e vh T B R Ok v 1S 1 b 4 1 R R T A 3 2018-11-05 [, P [H
PEA S JEAEAR e o A D RE 245 3 v i 22 AR N 25480 0 220 7 13 2018-05-50  E[E
PEAT B JE kA Teslelizumab(BGB-A317) A7 B 4H i 5 i 83 (1) 1 5% 1] 2016-02-01  WAFII, of

IR D 1 P Y L 4 B L g S e A R A s R
FEC N 1 o S ot AT 5 B B A S E D
2.1 Adakveo

2019 4F 11 15 H , 3£ [E FDA flb #E i # 7) R
il 14 ¥ J7 25 %) Adakveo (crizanlizamab) [ 75, 1E N
FDA #1597 1f. & FH %€ f& AL (vaso-occlusive crisis,
VOO I i BB 75 S FEMT 16 % LL 14k
JIBLH MR s . B PRI VOC 1) 5 A it
Ko RN AZAERAR T T ILE B A -

Adakveo (crizanlizumab) X 4 SEG101, #& — Ff
P i % 2 (P-selectin) [ Ly [E PR . P £ Al LA
FEIMLE N R A A I /il B R IR B8 7y 7, A B
T 240 6 ) 0 A LA FH CRL A PR 4 AR of /AR L 2148
Ff DR 20 40 B R 8 B AT 3 B 22 41 B RS i
ML, HmHEME. Bt 5PEFERLES S,
Adakevo 1] i VOC f1 4 4

X R T A 198 4 H A VOC i 5 11
SCD #3& FHALIm R RS0 25 2R . Wi 45 BRI, #%
% Adakveo VA 97 ¥ & 3 BFAE Rl VOC #2216 97 1K
KON 1.63 4K, Xt HE A (2.98 VO F#AIK 45% , 1 L3252
Adakveo VA JT [ .35 H 36% TE I RIS H ok AT
fif VOC, Adakeveo ¥ £ 52 ¥697 Ja 5 — IR tH ¥ vOC
(Rt 1) AN 1.4 A H HEB 2 4.1 4 B

SCD #2553 & VOC , R ) A2 11 BHL 2E 1 7%
i fE R, X2 SCD B F KRBT & 1) £ 25
EHH BTRERL TR VOC ) 7 RAEH AR . vVOC
A& H 22 2 RS PR B0 L B L 97 1 448 B A B ik, 5 HL
5180 R R F AR T A ¢ . I BE n) P-1k 4%
#, Adakveo ] 3 R B AR 22 20 B 3 B 008 A 1
2.2 Oxbryta

2019 4 11 H 26 H , 3¢ [ FDA 5 Ai i ik #E
Global Blood Therapeutics 2 # [ @) ¥ 7 %
Oxbryta(voxelotor) 17, H TGI7 AR 12 2 UL |
T R E R 40 M 2 e . BEET 2 RS

RGBT A IOLZE I F i RS E S 2
NPV R SO o 1 8 T o 1 e
MH.

Oxbryta i i 38 Jin ifil 21 2 11 % 420 55 A 7704
BITHR. B THEAHRLAEAARS RS,
Oxbryta 1] By 11 21 20 i 2 A Btk o0 2% LA % I 21 4 i
4 5% . Oxbryta & Pk & 1E Il 21 8 H T e Al el
AR T

Oxbryta 35 13 FDA #itff , /& 2 T — 14y HOPE
1 T I R B0 A 25 1 . iR IR 5 AR, B =2 711
41 500 mg 1) Oxbryta & # 41 59.5% (1) & # 1L
LR HKF IR w10 g/L, 2RI H X —H il N
9.2%, DAEWFFE R M, M40 85 /K BRAK 5 6
I PR J& A 5%, K i 21 28 11 /K32 5 10 /L ml &
2 3 BRI SCD BB I IR I R FE AL T 2
3 Hb#gh
3.1 Givlaari

2019 4F 11 H 20 H , 32 [ FDA it #f Alnylam 2>
7] [ — 2 RNA T3 (RNA1) #j4) Givlaari(givosiran)
B A R A 2 VR 9T 2 I I b
JiE CAHP) B %™, Givlaari t5 /& Alnylam 2 7]
e % 16 > H N 3K 15 FDA HEHE (1 4 BR 55 — 3K
RNAi 24, 1 /& GaINAc 8 Bt RNA J7 ik 1 & 8k
WA AR EEREERER AW R — P EKXE
FEA

Givlaari 1 FDA B BT 16 IT 2500 e v A
T2 7 HEAT 7 8 A JF A BT 25 B 1S (NDAD 2 21 JE A
B4 H N E SR, X R 1) 52 35 B 4L R
SEAAEAEN) o [FIE, AR B 4 432 7 910 L 245 F e
PERAY I

U R BRE S — b A 2D WL PR B A P i AT R
A RS 5 H P b bR AR 3 35 AL, nh kR (EO
b BBk A4 7K S 386 00, 7E R P B RR AR B R B B
o PR RN A AR WAEIR S [F] A A
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DU B 7 95 5 0 R B8 IR DY B TG 77 B Rk A5 A4
fiE. AHP [ A R0 %28 5/10 5N,

Givlaari /& — ' 5- % £ & W W R & W
1(ALASD) 5 7] /{1 /N F-$ RNA, J8 ik RNAi [ 75 5%
K B A AT 40 B 9 F+ = ) ALAST mRNA /K F .
Givlaari fIt 3 /2 98020 I BRSE (14 AR IREL, 7 2 RiTI
TRIT T BAA S B 2 15 1

LE VR o 2 T — 0TI 3 I PR 9T 5T ENVISION
(AR AR B, 3 2 A S LAk f R AR ) AHP A A A
o GWFTERE —TBEML U 228 7706 R L 2 [
Tt 7E 18 A~ B K11 36 A PR H 0 X 94 5] AHP B 3%
HEAT THRIT o 20194 3 F A A0 I HUHE , i i 45 ik
BT EEASMEANREL S . SEEFIME,
Givlaari ¥ AHP £ 2% nb Bk 42 & A2 8 2> 1
70%(95%CI=60%~80%)", L4k, Givlaari i I7
8 5 kA S M2 R R P AR R B AL R
) 7= ) 8k 20T 7 8 CALA) A JIH {4 2% J5 (PBG) %
L AL 98D o ZE T, Givlaard B LA R
SN CEAR 20 20% B B8 38 4 15 ) A2 0 (27 %) A 5 3
B IRNE(25%) » oA A BN CRAE R 2B &
SR N-S AN Rl IN A =TI 2 A =
ﬁj’,ﬂj‘[%]o

Givlaari BN NEHAE57.5 JiZE 0, i1 5 42.5 )3
FJIC. F— K RNAI 7 i Onpattro AT JE K FE 2 #f
295 ,2018 4 _F 1, Alnylam 23 7)) I T 55 — 4 (9 4
EHIL R 0.125143E 70, Tt Givlaari 2025 444 45 %
Al gt 542358,

3.2 Zulresso

2019 4F 3£ [5 FDA #lk #f 1" Sage Therapeutics A
" OBF R B — B X P2 )5 D (postpartum
depression, PPD) {181 24 y-28 = T 8 A 2 (GABA-A)
2 ARAR #5575 Zulresso (brexanolone) 1. -
Zulresso V415 T FDA B ZS A P 7 v A 28 A1
25 S IR AR S AW B AR A B o IR AL HE
Zulresso BN B H M2 ME—— N L g ER
777 I SVERIE B 2454 » an FE 2 b TR S5O R Y
BT

Zulresso [ 7% P£ 29 ik 73 9 brexanolone , — Ffi
GABA-A AR5 . H HI Zulresso 75 ¥7 7= J& $I1 AR
i 1K — 5 B UL 09 77 S B, AR LI MR 72 o T
fif, (BN N5 E 1 GABAA 52 44 BH 4 31 #4915 %
K.

Zulresso [P 3R#L, 52 2 T — T 44 4 Hummingbird
MG AR IR TE o XA H A 3 A2 0 Bl

WE AT 22 BRI PR A 78 o X S8 50 F
i 1 Zulresso VE 5 W 36 97 1 BE & H L7 5 H0AR
JiE (PPD) HYT 80R 22 41 o 06 N 2HL 1 BB 3 S 8 40
iy 18~45 %, Z i A BT 4 gk W 9] (third
trimester) B4 46 J5 56 4 JA , tH L™ EEAPARREAR , (HAE
1RIT 5 60 h 5, 5 BRI L, fd H Zulresso 67T
H P IR BN AR VE 4 B 3R (HAM-D, AR E /™ 5 2
P ) — Fhois R B R AR ) &S 20 B 4 B 2 PR AIK,
TE %6 24 h, Zulresso 76 J7 41 B HIARE R B0 A BT 22 /i
FEHAEBEDT 30 d N, Zulresso 15 PR FF K 4T il 2% 27,
BIF 70 B LI AN RS A L T R R
FHEHLL

77 G AAE A2 F8 Lo T A% I EH A 4
AISRE R BRI (4 R AR, 577 J5 D EEAS T M7 Ja
ARG A5 [ J8 7 40 AORE e 2R S AIE o AE S R W A B
UG AN ITIE R A . I PR 2 B0 & AR 1R L
RERS EEIAED ORITR BEOLALH
ZN TSI = S S Wy Pk S Vs SR E N = R
Rl #aflivh, S8 B OR LR 40 36177 10 B AG AR
FEJE B Ja FAIAE , o — 2 BL B3 15 281
VEIT AL g S, fE Zulresso FRHEZ BT, M T 3R
L TR YT = e MARGE 254« Zulresso F 1T )5,
W 3 AR TR JE AR CRE BB A R OB B RT VR 9T
v

A A IRTT e M S I (1) Balversa H T
i 4 5 441 o 983 1) Turalio~ A T =JE /)~ 4 o Jii 9 A B
NTRK SEZAA 98 ] Rozlytrek ¥ 7 75 FUIR IR 25 55 H UE
0 BEAR O LI 9K )L 24 Vyndaqel s J6 97 28 14 45 4 40
9K LZ] Trikafta 33845 7 R HEST LR € , #04H
A BRI = 27 % FR Akt = ) TR
4 £5iE

AT 10 553 E AR R Ak 25 & & VO S H kT
TR A0 HE IS , 491 2 € % T TR A D B b ) SO
Jih 2 it = 97 2 R AE 1 = L) OT 7202017142 5O A
(% T B0 245 Bt I T 2 Aol o S ok ) o L) (I
K [2015]44 5D L B 5K 25 i i B4 B R 24 o | oE
02019 4F 11 H 8 H R AR I TR VG TT 259 TAERE
F ) CAE SR 3 WA, HESE T 24 it o o1 o S B T
o AERAGEEFR . B MR 4E FDA B 5 I & A Rt
MBS R R 2

20204 1 A 22 H, B 507 3 W 5 B/ A A
T M R M), B 202047 H 1 H AT
B R WHE B RERE T 42825 S BT
EMER , REHERITAMERZ2 b2 —, Wiz
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Table 2 Breakthrough therapeutics approved by FDA in 2019

SRR R AT T& B iR 1EHBLHI e 7]
Zulresso  SAGE Therapeutics 7= Ji AR GABA-A SZ AR5 57 3AH19H
Balversa ##% =4 (5842) R PEIRS bt FGF SZ A48 517 47 12H
Vyndagel Pfizer(#5 %) BRI R B Ve RS O IUR  SERRE B 1 ORR A 1 7] 5H3H
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