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Translational Research @
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FFRAEDIER

BAEIF. 1 (E<H2TWVB). 2 (AVWCeHHSB). 3 #DHTHI-K) D3

FEEDIRH|IZM@ T T

2017 EMICHRBARETIE S VAL =23 F LU —FOHEBETAISLELT
KYOTO-SPARK 74 S LERML. TEICHIE>TLIFv—%2EBLI. TOBE
ICRMEL 77 27— S TR FEEOIEO AREIC DLW TS ERIERME IEED o o hh
FIREH. BICEMBEORICE XX ETRVWSNZBEICOVTIE. SRAEIHE

RBRFTOLSVAL—2a3 I —FOEIF—SMED. AIX

EEEHm e L7z (B15E 30%). sRFMEDSH oo BN o TcHFEEOAHFRR LT

RAMEDFED - -
B3z FAsE T U E<HoTWS ) BIREHK HE
1 |Seed 1.14 25/30
2 |Drug Target 1.20 24/30
3 |GMP 121 25/30 O THI>Tl 24
4 |POC 1.28 24/30 MO THI>Tcl 34
5 |Hit 1.30 23/30 MO THI>Tcl 2%
6 |Lead 1.30 22/30 MO THI >l 14
7 |GLP 1.34 23/30 MO THI o7l 44

2oV —=Z>J FERRKRAFEDOFEMEN ST Ve GLP, GMP OFRIHE b @D o e\ Hik -

HEHRBOPRICPEOANEE SN




RHEDED > - AE

JEfL FA3E T 3(MHTHI -7 ) FIREH I
18 |Due Diligence 2.24 17/30 FTE<M-oTWB] 104
19 |[FIH 2.25 16/30 FTE<HIoTWS] 9%
20 |API 2.28 16/30 T&<HI->TW3] 8%
21 |(DBT 2.54 20/30 TE<H->TWVWBI 5%
22 |FTO 2.59 20/30 FTE<HI>TWS1 3%

BAZEHBRIVH. L TERIK - ZXMAXAZBORAENBE L E-FX vy 28
HBDICNERBREZBYISERL. BRI 20BN H D, BEHERITTEL., £
DREFEELDESICIEREL. FATINMODVWTHERL, Frv7ziEHS,
CNEDBERETTICT AT I T ERETOEMABOFEVAICEVWCERET o
Fr. SEVOABDEWVICDOWVWTUTD 2 DDONEZ—2HIRE 51T,

NZ—>1 NZ—22

(1) Target POM
(2) Seeds

(3) POC

)

) Druggability

) MOA

7) PK/PD, BERIGM
) BIRYE

) Therapeutic Window

10) GLP/GMP

11) NOAEL

12) API/Drug Product/Formulation
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(1 3] POC
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. FH’J SEBA (Proof of Concept) | #
BOMIRL TWVWB, BEAMIIZ
Phase & T%#POCE LTHELT
W3 Zighh > TWEH TRIESE —
Ty R ADNADERERTTIL THED
RHERLTz) BEET TPOCI. 5L
I& TEh# POC (Animal POC) ) W5
158 CFRI L. Scientific ICFEBA L 72
T—RERRT B ENZ,

o TEFHYE D ERARGEERD Phase Il T
HBIREDEWE  REENTRINTE
REAZ TR L. BEEBOEEEOHIETOD
REBDEREIBR TWVWS, Phase lll
(HEEEER) OFEBTH 1> (BEK
IYRERAYNRE) ORPE 725,

- JEERER. ERPRELER T N2 N INHESR

DESHS. BEAIFTATITOL

SICBAVRAIFEEL TE59. M8

MPOC) tWSKRRIEHIETHE
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(%1 4] POM

« POM X 1= X L DEFBE (Proof of Mechanism) DB&#R,

 BUERERAREE || BB D BIED— > TH D . FEBEHMENTRBEICH LT, KR
MBEHIT 5 L £ HRT BB LTEE, POC 13

MOPIRME R I EHICBLS NS,

HDOTHH D,

THRLEFLLVWEEZSNS,

SHERDIEZEE LT, EHEM (pharmacodynamics, PD) N1 A Y —H— #HWS
DBV, NAAX—H—EBHE S THEEABRDRICOAHN B L ZTRET S

JEFEREAERERETH. POM U REETILTD POC OEREZ R CCIER U —=
VORRO) - RREEOZEMEER L. B L POM, POC 1512 % FRRFER CEAT

KO DB VERETER
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BE

POM ¥ POC D% (1) :

BEU T FENRE Lz JAK (VX RFF—F) BEEEOF

JAK D IL-24 L4 ILT0 1690 IL-15 RO 21 2 B0 HBEOLEDYV#EEZB I 271 b A 1 VRAIK
DFRICHZIER (F+H—t) TH3., ChEDOHYT MOl )2 /NEROEME . 18 GER OHEEE
HKBICARARNTH B eH 5. JAKIBEHIZ. ChEDOY T FILMEEDOHREICLD RERGZRLE
2 TMHEITIZEEZI BN, JAKLI3 DY T XA TITHH %,

FEERER 1o
S—5y MR BIE - R POM
B2 human JAK1-3 FEZEEF. - BE ) O FRBEIC 4 BERSE LI
BRM OB MO FF —E 13T B 1 DM CRP, L6 REORD

o (BIREMMIC. BB O FROT %
POM a03)
Bk PBMCICHIF 351 kA VEER
=EM POC
or b MEA U/ NERIETEIAEE * BaR TR T GBI O T
LPS BT I RICB B Y 1~ VE SBEIC1BEBKRS LIEOREE )
HPREE M IFRATHER

or EEERETIL T XICHERE L1
BT b Y ELEEFR

POC

R ETILY I RUCRERS LIZBED
x
A

EAR X ATETIRA. BIERRRERING(E

3




POM ¥ POC D% (2) :

T2+ SERDTDOH

Morgan P. et al. Nature Review Drug Discovery 2018; 17: 167-181

Compound MOA Area POM. P'I'OJe.Ct End point for POM study
evaluation | still alive
AZD9291 . EGFR Cancer Yes Yes Inhibition of EGFR
inhibition phosphorylation
AZDZZE.H . PARP Cancer Yes Yes Inhibition of PARP enzyme
(olaparib) inhibition
AZD6244 MEK Cancer Ves Ves Inhibition of ERK
(selumetinib)| inhibition phosphorylation
Azpgo3l | TeMHER 1 concer No No(g) | Proof of mechanism
inhibition evaluated
AZD8683 LAMA Respiratory No No (S) [LungFEV1 measured as POC
AZDT7594 SGRM Respiratory Yes Yes LPS-stimulated TNF inhibition
Elevation of CXCL10 levels;
AZD8848 TLW Respiratory Yes No (S) adyersg events seen a't
agonism efficacious dose, leading to
termination

(E): Efficacy reason, (S): Safety reason

[ 5] Druggability

« Druggability, duggable target ¥ (&, —f&ICIERNDF (Z—7 v b ) ICEVWTESD
FIEMIC L DIEEZRAMTTIAEEN BV L ZRBEKT %,

BIZERAZEIC B W T druggability 1. £ MEE#D 5 U — RMEEMIAHESL FIBED
ESHEERT 3R CRENLBEREZR D,

. MAREE, AR TFERE. MBEED LS AR TRAMOREMZ/ER L T,
FMRBEEMNEZ1E 5 RIAHDH 55E. Druggable target & #7379,
RELIZ—T v MIFRE. BREAOGEEEN+DICH ot LTH. EROD
TEREM ICEUDIT2 I CHRETHNIE. BEFE - EMICESBRVEWVWSER
JAN-TIE R AN
« FTIRER D F D druggability Z WHNCFRI T 2HWDEE L B> TED. EHNDF
DIUFEEEZ S CISFHERFENZFEZ AV T druggability 7 T8l 35 57E4E
HHEEIN TS,
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[ 6] MOA (MoA £ bREZIN D)

« Mode of action. gL \I& Mechanism of action DEEFRE L THWS N 2,

« HIMBEN T OEIBFNNRELIIENZHKIET 2O OREN L E(FENEER
ER=ERY %,

B, ERYMEC OBRBEERICIEE D HEER L. BAFNELTEL T
BERINZFEZEEROEFOPFTF —CBRIZBERTH 2. EWYEICHTT
H1EH (RAMEEESER. BREASERRL. EENEMICED<HD) =
FBTHZEDZL

BIZIE. TAEUYDMOAE. BRETHZoOFF 27 F—+E (COX) OF
AIHRAEICE D TAOXRT TV Ve FAOYVARF YV OEEERNGITE 2
ICE>TRACRIELNFI T TH B, ZZCTEMCES T2 COX (FRIEIC
SDFEINDZ COX2 Y TRATTHB, —H. FRAELU VIFBELECIEICE
EWICHIRT 5 COX-1 HEET 27D, BEIMIBMER. BMEMRETER
ZHRIFL. BAVCERBELRCORWEFAZHIET 5, CO& SIS MOA (. &l
ER (%) OmBEICBVWSNZHEETH 3.

(] 7] BERISER (Dose Response Relationships).
EWRE - RIGE®% (PK/PD)

< SEEMRTFIE (in vitro) ZMRFME (in vivo) ZFANR S Z ¢ 1F.PK (pharmacokinetics,
EYRE). PD (pharmacodynamics, RIt) BERZRT ZCICDHEHA 2. BL
BRRDO—BEDLEYEET PK/PD BBROBEMENHZ i RIU—ZVT%K -
2OV —=ZV I AR T—ROFEEMER L. U— RRBLicEiF T tamaiE
HEEETH 5,

PK/PD BER¥ &/ « RAEMMAEEN DN Z Z k. BELZEET INELDH
Sh. BREEMNTRETFAICHEETH 2, BIl. ASRDEREANSZ L
ICE DIEEMDRREMRENRIN. O CIFBEFERC OEFME. BT
ICERBBEEHH 5.

RERIGEENBHETARVESG. (LEMOSEE. EMEREDORA. XIFRT 1 —
VTR, FHEIEIE. 24—y hOZEMNBIONDE XD,

BEANZ. 27y FREEYOFREL T TR, BREEEEDS I Ko
37, BERCEGHIEEICRINZ CCZEELT 5,



<t

FHATITF DI

B, LEYE. IH FELCOEBHICELD. invivo BRRET LB TERAZED
AEERIEEFETET AL,

CEEOX vy TREOEHICTHATITHTIBZCL

invivo ET )L THEEASERFT LEVES. L7 KRR v (FolEE
FSRAERT C £ b HRMBRR R & O in vitro 32T PK/PD B3RP RAEMNREZ R,

S

(%5 8] B (Reproducibility)

c PEAEFEHOBRENMESNABVEENH S e, BT —<. HEE.
BAmMTUIF LIRS 57co). invivo IR ETIILEM TOBIREZR KD B,

« BBIERIRER e LB FIEERERML. FETARTAIC DOV THEIRICA S ZEh B,

« CNSIRIANTHEABROMINEER LICDAD B /OEERINS,

« EOEGN. ESHFHEA IR TH D BIRMFESRIE. by chance BHR DR
MIBRLEZ %,

FryTHREDEDICTHTFITHTEIZIL !

(1) EXIF CRO (FHBRSZFTIE) CTHRUEAREZERMT 2L 2HHAT 3.

(2) BENRBEL D ZA5IE LEY (F5T) e tEICKEL. BIREABRZTTS,
(3) invitro TEHOERRICTREKEE. BRMZEEL. 1ED in vivo E3)5T
MCTHoLE LTHARZ - BUMNTREOHZEMZRT, HWE. ¥—T vt
FEEOBEN Z RBHRRME. BEBEREEZ BV THEREICT 38 CR0FEATHRK
HEORIIEEDE S 2R 7o

[f51 9] Therapeutic Window

Therapeutic Window (Z1&. 2 DDREN® 5.

(@ Therapeutic time window. B1G 8EAIREREIIDO C C #18d, HAHEEICHT
ZREEDRONRBEATENLHE. TOFBTRBHOIczW\ 5,
QBEREE. L. BIERZHIRT 5 e B CABEMRE KR T 3 EEHEIET,
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13



MOOGANYH SWY3IL TVDINHDIL

14

FEEE LU EICREBRICB 1B BICAIERZHIRT 2 ZAICH L TRL S NS,

WINOBED. BRI BREEDAWVWERIC DL T, “therapeutic window DALY
EIE,

ODBE. BEREEALEVI I E0ZOREBEZRRETZICHATS
(target population) . BIREEBEHFN LWV L EZEKT 5o

QoHBE. BMEEENEVC CIF. BRGNP REEEENFE. BEOREICEK
DHEEOEEN AL BV T <BMN - Z2MICBNS 28K T %,

[ 10] GLP/GMP

@ GLP: JEERAR R 2 M HBRICA V5 RS

« GLP: Good Laboratory Practice, EZEGDZEMICEY % IEMRRSIER D EREDELE,

cBEFEBEOES (FRIFE4RMT) ICLD. EXRBEROBET. 22t
B e EIBEERE GLP BETEMRT 2 Z U H&EHBNIT 5N 5.

« GLP ZEHLOZ L MHBE . GLP-Tox R MR e HH D HFEHEERIS PMDA B

FE - RELCGLPHER TERIND. BD TED S5SNI GLP-Tox FHERZ T

L7clc. BRARES | EEIR. 25 11 AB5ER. SINEEROERET H/ICHAET 5 C

EHRIREE 72 B,

GLP-Tox EHEBRICAV 2 FEE (EXEREFNEOEMAD) % GLP BEXIERZ &

bHofeH mECMC (EF - &E - ®EER) (CDULTIE non-GMP & GMP

D2 OO0 L. GLP-Tox EERICH W% non-GMP [REEIC I GLP OE#E % 7

TmE (ME. ZEM. f8%) I(EEI3LONAVLNS,

@ GMP: EEFREIBRERPED CMC. ERARFIH. RUBEMRLED CMC, TR Y

TRWS N2 RE

« GMP: Good Manufacturing Practice EE@E VEESNROBEEEENRVRESE
BICEET 5 E%,

«GMP 3. B TH 2RL2M0RVWVERLGREOEXERZRIET 58 ICHBEREE
FrOESERECPHEEE. RUREEEDLRICE> CTANTEFZEDLD
Do EXERMTIE. BDF. EVEA. MRERRCOITRTHARRTHD . RE.
R OEFNZNICEIGI NS,

« FA 9 FED GCP (Good Clinical Practice, BaiRstBR D EMEZE) FafTICcEL. T4



B GMP) HMYHIE I . BRERAERICAH WV 2RBEICDWVTH GMP BEEOMEH
ROGNBDELSIZH DT,

«GMP IFHBICEDBETI NS DT, MRIT GMPJ D EBK T current GMP. BEFR
“cGMP” ¥ WS EEbLEHN %,

[#1 11] NOAEL

« NOAEL: no-observed adverse effect level DBSFR T, RAEEMEHF R I,

cBHOREETRVERERSEMSHR. £ - REBUERL O HR
ICBVWT, BUFHNRINTOBEERTENRDOSNBD S ILEEDREED C
o MAEIEAE (NOEL) CEIZFREBE L THLWONEZ LD H D, BERFED
BEOYIIZIEEZOFEMARICAE SNZH. EEEROEENT L E W
BEH. MBEFED D VISBRBEEDE[. XIIRENLBELIIEEREE
EHBEEINDB,

cEYEBRTRO SN NOAEL 15, H2HHEHWTE MIHIT2BEENER
SETBZ N TE BRAROBORSHAERTERMDO—Dr 7425,

(51 12] API/Drug Product/Formulation

(D API: Active Pharmaceutical Ingredient

CAPLIE. EEROEERD. B16. BN T2WRERITILERDZRL. TN
ZRE RECERC B H B, RFBETIE. Drug Substance ¥ REZINDHE
b3

« TEREE) E0 TEEH (raw material) DS EZEAREIE (intermediate) #RTIES
nsd (FE=>HEE=FRE). B TRE) © TRE) 2BET25807 5250
THEENNE,

@ Drug product

- Drug product I&, EHESR. 8. HRCRIN. SRINZFORKNAREZTEIC
BNONIEERE TG, BPRMEREME TORBRICOVWTHRALSNZHEE CTH B,

« Drug product |3, BZIRAD TH S APl IC. BENAD THBH\ BEMECHE DD
ICARFEA (diluents/excipients) ZAIIL TIESNZHDTH O, BFEL MNIBEAS
N,

MOOGANYH SWY3IL TVIINHDOIL
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® Formulation

« Formulation I3EZEROEIF # 2 L. Dosage form, Pharmaceutical form £ 528 I N5
BELH B

 EERTZ0BN. ARISGCEYATEICEH LD DOFEBERTEIXYT b0

- BlfzofEEsE LC T8 (preparation) h'd 20\ BIFIEER SNt EERED
EBREERY 5, —7A. BAISHT - B8 L tERREFZEKY o, EEmSF
HEF - 85ET 2 BEROERE H B,

cEEROBWEA T TDOEEH B VSR EEEL BFERZ OB AR
MEVREZMA. —EOBEICL DB AR c LTHRAL QAL 8L 5B
Bl d. Ecw BMMD 2 BY)SBHICERNBREIITRN T 20 —F
OEEICE DB AT LTRAL O—> a3 Al SERIBREHH D piFE
INIFE ZDEGEIC K > TRIFEORFDRE 20

o FIRAIEBERPE T L. fRAITAR . ATEIILBID L S ABREIFE BV 38565 5.

BREIr, SRECCICERNERDZ NS, THICHBRETHE(T S
ENEZDT. INBRBETHRLTIEEVLILESLL., LIL. £BF
HHBEWCZEDHRBRVWEEICH L THERTERITTABRETH 2D T, RMBEICIFL
TARZDHD. FICERARICEZBAREOHICIIARNY R T v Iz 80 IER
AVl el A



R&D Planning / Business Development (Licensing) / Marketing / Medical Liaison

‘ Intellectual Property

‘ Clinical Development / Pharmacovisilance

‘ Regulatory Affairs

Discovery/Screening ‘ Pharmacology / ADME / Safety

CcMC

Medicinal Chemistry

fEEND ok o— ke _ E
R - BH i BiEt b BREE g

5
Target (1) HTS Lead GLP (10) GMP (10) NDA S
o
UMN Phenotype NME (NCE) CMC, API (12) | API Approval z
screening -
Rationale Animal Disease | CRO Drug Launch 2
Chemical model Product (12) 2
Druggability (5) | library Toxicity INN =
MOA (6) GCP E
Assay system Hit NOAEL Trade Name S
Differentiation IRB, DSMB =
Screening Seed (2) Safety Package
margin (11) Phase | - 11l insert
Throughput
ADME Study Design Interview
Counter form
screening ADMET POC (3),
Indication POM (4) PMS
Target
validation Physicochemical property, FIH SAD, MAD Phase IV
Gene Rule of Five, SAR, Dose-response Formulation DBT, RCT LCM
targetin N (12)
geting relationship, PK/PD (7), Endpoint
e . Therapeutic (primary,
Reproducibility (8), Biomarker window (9) secondary)
Antibody/Biologics IND Inclusion/
application Exclusion criteria
mADb, Epitope, Bioactivity,
. CTD Tolerability
Bioassay, MCB, WCB, CPC,
BLA QC, QA AE, SAE
Pharmacovisilance

IP, PCT, FTO, License, Royalty, Milestone,
SWOT analysis, Due Diligence, Pipelli6ne,

Firstin Class/Best in Class

(No.) (& A& DB

2 HEFEFEO—FITY TERRETEODNS AEAKRUIESERER
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AL —=23FIIIT—FD

4

FA5&

1 | AIRFNERE P19
2 | RV —-RREEWLESYEIE P2
3 | EYEA - EER P28
4 | FEERIK P31
5 | ERIRRAR P36
6 | k- ER5E P43
7T | BERAR ST1tYX P47




1 RIERIRHERE

Target

(BIZE) 1Em
A=y

Al (BIF) 2—7 v b BHDFo

UMN

[Unmet Medical Needs]

EE=—X

WET T BRBADBVER-—X,

Rationale

IRERRVARHL
Zarfl

B—=0y MMIXNY BIEROBIL EmH0
CEaWMTH 120 BINE - WREBE - T
¥ RRA Y b OEFRRI G CRR A 1T
Hind.

Druggability

(Druggable Target)

KSyHEUT 1

—MRICZ—T Y MZBEWVWTEDFIEEMIC
K OEEER S TS A AEEN TV R
BIRd 5. TF. MEERE FHFEE.
WEEEZED & 5 BB TRARORMNZ/E
ALT. BREFEMEZELRAADH S
&, Druggable target ¥ #7479,

MOOGANYH SWY3IL TVIINHDOIL
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Drug

repositioning

FIwITURSazZvy

BED. H3EBICENRBERILIE
FRIRBEFRERE THMT L cEA D 5. Al
DERBICBN SR ZROIFHET &,
Drug repurposing. drug reprofiling & L)
SHBEDEDN S,

Assay system

Tyvta R, FHER

{LEMICENE TR EBT 50 %5
B9 A5MMR BWMERAVWTHMMICE A
W5 BHN in vitro FHBRISEL S 13
CENBV, —REHMICIAE 2 —EDET
MREZIRTIZEDH D,

Screening

A==y

EEROREE OBNENGED 5N DERP
SARRBEICHENMEOD 2MBZRET
FED o

Throughput

mnigs
ZAIN—=TFv b+

—EIFMAETIZ Y TILBE D, A
EENZWEE. XIL—Tv D EL.
NTRI—=Tv kW,

Counter
screening

AOVB—=RoV—227T

—RFMRTHBETH > oL BWICIE
BB EEYHNEEFNTLZ ZCHZW
e, TNEHRTZHBDR V) —Z>
TROIE, MIETET v, ELUDIE
BT Z5HEA CHBULS NS,



Target validation

TEHIIREE
A=y kNUF—=23Y

NUF=2a>veld. ZBHER - FEE
BREBER T 27D ORI FHIREEE LV S,
A=y hNUTF—= 3V RELT
BIESZ -7y EHRRERICEU D E. AR
ICDBRD2EDENTH S & HIRIET
ZEZRHOTHD. BFREECILLE
MERWTEREIN 3,

Gene targeting

B %E.#h A
T— )@ TTavY

AEMEOBEGTFOREICHEERBIRX %= A
WBBGEFIFNFE COHEISER
FOHIBR. TFY UOBRE BEFOE
A REHEOBABRCICHVWS DT
T2, COEMZAVWTE—T Y MER
FHHIBR (knockout). F7- (3B H FIR
(transgenic) 2B EMFRL. Z—7 v
N F—=2 3 vICAWSNS,

MOOGANYH SWY3IL TVIINHDOIL
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2 A== —RREERIEEVEIR

HTS

[High Throughput Screening]

%Ek%z7 U _:/7‘\
NLRAN—=TFYy ROV —==2F
HTS[ZTAFFT«1—IR]

BHEIEIC LD BB NS R T L%
RBWTEABICKED (B+AH» 58
BA) teWestmlL CTENICEHT 2
EE e E RE T A

Phenotypic
screening

R|RBROU—=2T
T/ 31TV —=2T

MBI OREBE (7T /217 )
5. HIEIBTE MRS, HED X >V /N
BOYXESERBIEZIC. thzZdt
2ILEMEIRRT 5FE. HHIENDT
IZX g% HTS ICHEAR. XIL—T v b
D. BIILEMDOEND FRRICHAH =
B9 5H. RBEOMRERIS - £ARKIGE
EZC I 2F RN B2,

Chemical library

LEM>1IT3V

HTS % pheynotype screening (= £ 3
5bEME., BERICIEL TERINT
focused library . BEFID L&Y - HER
EEEH 57 3 library (LOPAC. Library
of Pharmacologically Active Compounds)
BEDLH B



Hit

Ev bk (EEH)

LEMRO ) -V I THRINIIEN
{EEMD T HISHBE—RX T —
ZrJoby ~h o FBREFMPSRX
TYEARICEVWTEEESR SN E
Mbby bR D H 3,

Seed

o—Fr (L&)

EREDRE. BB £y MEEMEEOHRD 5.
. EREROREREZEZERLT
BERLIALEY (B 0lr. KFESh
TofthE DIFF R Eh S IEEMIBREE T
hel—RMeae 2558055,

Lead

J—F (ltE¥)

S—REYEERER - FTEERR D&
L. B85 NIcRRRBFICED 2 2mLE
Mz — RIEEYE LW Z ORRER
H)—RTs AU U—REHBL
(lead optimization) ¥ .3, 1 — K1t
BYTTEETS T TR Y. YR,
ZEMOBHEADLID HERI N,

NCE/NME

[New Chemical Entity/
New Molecular Entity]

HREY. FRILERD

S ETICHE - BFERINTLARVLHRL
BY). FIROEEEB T 21LEYHD D
Yo

MOOGANYH SWY3IL TVIINHDOIL
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Physicochemical

properties

ML FHMEE
ik

BN, BEAL. LENRERLCE
WD OMIEEENMED L, 1LEY
DHEAIRFT D H 735 FHERNENEPHM(IC

FETHICH 5. AEMHREEN S
BT NB N,

Rule of five/
Lipinski's rule

MOOGANYH SWY3IL TVDINHDIL

W=l -FT - T7147
JE> XX —DER

BONA A TR ) 70— (EOKR
EEINTEYHERICTINE N 22E)
ICBNEYZTFRAT EODRENE
BERAl, 77 =%t Lipinski 5HYE
BLICHDT. 5OBHICEREUTD
BE&DA 3. (1) 2 FE500 LT (2)
clogP (BSiAME/NS X — X EHEE) 5 LLT.
(3) KZEFES donor (OH & NH) 5 LU (4)
KEHES acceptor (N, 0 7:&) 10 U o

SAR

[Structure Activity
Relationship]

SR

24

BEXRBEHPRACLEMROLEET (%
BEPERANDEGEE. MR 13
TOERERICHEE T SEREICLDHA
BHET B, TNODBEREESPY
BFNEBEDEVCEREEDORBED
BICR 5N 5EFRzEEEEREC L
. U—RIEEYERDIDDERER
ICEBBRBHES R 5,



MOA

[Mode of Action, Mechanism
of Action]

ERtRF

HEIMEN T DERFNNR Ko lTEE
THEETZLOORENBENCTHNEER
EROEFZ BT %,

Dose-response
relationship

RERISER. AERGE

ftEMoREECRE (E - FH) O
BErRT, LEMIIE->TTHEEN S
{733 EBHBEITE. FWIERBET S
HDEHBH. T RBEEH TRIGE
DEREFANZEHLEELL. BRA
2. BEREMNPEETA. 2% K
HBI|IEL 7%,

PK/PD

[Pharmacokinetics/
Pharmacodynamics]

EYIRE - RNFEE
E—71-E-T1

B YR/ E R OXYEHE I
pharmacokinetics (PK). ZDRIGH (&
Y& %) | pharmacodynamics (PD)
EMEN D, PDIFZDHE. EYE
EXPKNTIA—RICEAEL. TN50D
FRE R IBRZ KA L TPK-PD &ML,

Reproducibility

BRIt

BOELMEL. —EORBIEENS
C&o

MOOGANYH SWY3IL TVIINHDOIL
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Biomarker

NAFI—Hh—
EMFHER

NAAT—N—IF TESEHRTOEIPHE
B7Ot 2. &25WEEBICH T 5 KE
PMRRGDEZ L TEHENICATE -
I NSIEE] Thd. HEEDREY
Zib AROREZFE O 2N\ 47—
A—Id. FIEOBKRFABR TOBEMNME % FE
B srcovottor—sx—hH— (RKH
Y—HA— ) LTfELNS, Flo. ERER
HEBROIE NA AT —H—DFE-BRED
BEOBIMEERFC LTHWVWSND,

Animal Disease
Models

REETILEY

ANEOBRSUICEULEEZE2T 3 &£
SICABNICRIESNEEREY. B
REEME. AINEZRET /)L (REEE
FOEAXIGTIE. EREZHFRT 5FA
D5 ARBNFM. BRE - MEMD
BB) RrBLA0b0NHBN mULE
E. BEMY. b oA EEZET 5K
BETILIUNOHTNRS V. IFE.
transgenic, knockout mice 7% £ & = F 2K
ZEH LIELISALS NS,

TPP

[Target Product Profile]

q@mIdYE7+ BEZOT7 710
I TPP[ T E—E—]

TFTREN 26 - A B8 - RETRE.
Ao, BERRBEZXFCHTTH DT,
FEMEHME Go/No-go HIBT D1k} & 72
D 5%, IFERFETHARED S TPP 25K
EY 2 ChROSNBEAICH Do



Differentiation

=hlft

BoNHELRETIHRAD. BHEFO.
RIFFERPOFEERICERTED L ST,
COREENZD. TOMEZRT I,
BEBMEr VWS BEDHD. FEMEY
BAASHIEEZED—D %%,

MOOGANYH SWY3IL TVIINHDOIL

27



3 EMHF - MIKER

Biologics

EMFERRA
E2Y/ES
N1AOTI R

MOOGANYH SWY3IL TVDINHDIL

EMNSEETNZZV/INTERE DY)
BEIGALTESNIEERR T, MmERK
MEESNBREEDOFHICEVWSNE D
TF V. £ bOmMENSESNS MR
Bl MERLE (RYUIXIRERPYTT
UT7ERYE) RO, N1F 720 ./0
U— (BFHEBRPMEEERY) ©
BT TR INAEHBZYT B,

mADb

[Monoclonal Antibody]

T/ o0-FILhuk

120TIE =TT ZRBHT 2. 5V
BREZFOREASDHUE,

Epitope

IEr—=7

28

RERISEFFE L. TDLSIBRIGICE >
TRELIETHEOMAKRLEE TT MR
KREODFEE, REEFIITFRRE
Bebmdns,



Biological
Activity
Bioactivity

EWENE

BEOEMFNNRERKIEBET Z/HDE
ORI REEE £ DIEE, [F1f 15,
EYEEEEEMICKRIRETH S, £
MEATIFZFOREO—RE L TEWE
MENRE SN, TNIFREE (Validation)
INTEYEMERIEE (Bioassay system)
ICTAESI NS,

MCB

[Master Cell Bank]

RRAZ—EINVD

BN T2 NVE. MAZESXT .
FWITBEICAVWS N2 E—Dfia 7 —
DB DR FRT. —MEICIE. HEIRS
Nnico O— Vfatkh 5 —EDHETH
BIN, BROBHICHAETh. —EFR
HTFTRIFINS, MCBIE. WCB Z
HIZDICAVLNS,

WCB

[Working Cell Bank]

D—F TNV Y

MCB = —ERH T CTHEL TELNZH
—LRREREEL THEIN. =
BROEMRAIDORERSICAV SN S,

CPC

[Cell Processing Center]

HRRRARtE 72—
CPC[¥—E——]

HRARPEBEERICAVS £ Ml -
HRONMT (RE) PEEEZTSLOHOD
HHOMER T, GMP EZE(CHEM L 7o55T:
L - ERZTV. MRARCBEER
ICER NS ETPIEHICHINT %,

MOOGANYH SWY3IL TVIINHDOIL
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BLA KEICHWVWTIFR MEEEZEOEY
HE| D AFZHFE DRI 1 FDA @ Center
for Drug Evaluation and Research (CDER)
BB A~ @ NDA T & 7% <. Center for

Biologics Evaluation and Research (CBER)
LR AEGTRER ZREAD BLA £1T 5,

[Biologics License
Applications]

MOOGANYH SWY3IL TVDINHDIL



4 FEERER

GLP

[Good Laboratory Practice]

GLP[—TIILE—]

EXEMOZ2MICEET 2 IFERREBR D ENE
DEE, EEROER RT3 O ICREE
T EEERL et ERT — 20N B
PUIERETS N TWA 7O~ O—JLICHRE> T
EREICEREINIERICEDESNIHD
THd I EZRAT DTHODOEE, EXER
DAGRRBEHFICE > TURET2ERDS
5. EEROEZLMICET 2 IEERRAER
ICRZ2sMERCT2ERIBHRICER
Th. Thb% GLP-Tox tER & FER,

API

[Active Pharmaceutical
Ingredient]

RE. RiF
API[ZTA1E—71]

EEmOENERD. BI5. BMET 3
MRETTILFERD ZRTo RFETIE
Drug Substance L REEENB B H D,

CMC

[Chemistry, Manufacturing
and Control]

CMC[>—IL>—]

Chemistry ({£%) (Manufacturing (258) .
Control (FE) OEBEXFHE - 1B,
EX R OIFERMREERD SRR S
SICTHERZICEIT T FHES 2 RiEY)
EEEDITZZEHROSENB, CMC IF
ZTDIDICHEBIBRS LU ENICEE
T EEEDBI T B0

MOOGANYH SWY3IL TVIINHDOIL
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CMO

[Contract Manufacturing
Organization]

ER SRR
CMO[>—ILxt—]

R PAEEREN S ERm (R -
ThREZIT) OREZZHAT2LED
o

CRO

[Contract Research
Organization]

EEES S
MEZFTHE. RERZFTHE
CRO[ =7 —ILA—]

HEZUHPHERBIERBAFEDHIC
175 AiERARELER (GLP-Tox sBa %) KU
FRIREtER CalR) ==&t - RI7950%
Do

Toxicity Study

R
TR
Tox[ hy IR BT EDHHS

EEmh L bRE (BE) SN5HEIC.
RE2BIRGHBICET 2 ER. ZY0L
EBEUWOICEMNIERICEY 2 BRzF
BIeHICEET 2BMERD & B
Bl CTERMINTAREIR. FMHER
HARSAVBETHEINS,




NOAEL

[No-observed Adverse Effect
Level]

NOAEL[ /7 IIL]

BHOBAEF AV RERSEMHER.
£ - BREFUERLG O MEERIC
BLWT, BEFNRIRTORERTE
MO oNBh>TemEREED T .

NOEL

[Non Observed Effect Level]

EERE
NOEL [/ TJL]

EHORSH AV IcRERS SR
£ - BEFUERBRD COREMEHRIC
LT, EYFHNLIRTOZEN TR
BEICH L TSI ERICEREBRELE RS

BholtREREE,

Safety margin

YRR L COERD SISoNSEENE
(BES) (MY 3 & hORKAZ (BES)
CDLLTRENS E MISHITB ) XU
DR, BmEME b MRRAEEIIE
BUBICHIT2BESE L MRAREICE
IT3BREEICLDEHINS,

ADME

[Absorption, Distribution,
Metabolism and Excretion]

RYEhiE
ADME[ 77 F X ]

FHRICREINIEEYH. RININT
EEERMAFICAD. EEAIZHT L.
FiEZE TREIN. RbACICHE )
SNTEFRRDNSHERT 3B, ]I
(absorption). 375 (distribution). X3
(metabolism) . BEM (excretion) DFESIF.

MOOGANYH SWY3IL TVIINHDOIL
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ADMET

[Absorption, Distribution,
Metabolism, Excretion and

Toxicity]

ADMET[ 7 FXw k]

ADME CE#IBNRE) | Toxicity (. Z2M)
%X T ADMET CEFR S M. FFICHRZEA)
HERE TEZMNICEEMOEMER KRV
EETO7 7ML EFARZBEICEVS
ns.

Indication

BIGAE
EER IZFHR

REEBIERRZRRT 2558, LD
FREOBREICE> TRVLA CAERAR)
ZREL THER L. COEBINIER
(Bf) = DEIDAE) CME3R. TRSRAFRERR
ICBWVWTH, ERBEHEYENC DER
THRET DD TONREHBIIEE T Bo

Formulation

(Dosage form, Pharmaceutical
form)

ARz

ERBZRETCEBLPITVWRICLED
DOFLEFZIET . EERDBIIRD Z .
TOREHZVISHEZAL BEFH. BE
Al O OBERARMA) 2 ZMA —
EOEEICLOD 2B AT LT
BOBICIEETAL A 7EILAL AL &
FIA > 0w TR E VRN IZEEAL
U —LAL 2AH. [ERAL Ny THR
EDBB. LN e 2 DEEICE -
THIFZDRIHRE Do




Therapeutic
window

(1) AR FTRERS RIS
(2) BEREE

(1) AEAEEREEO e %igd. HIE
BICH T 2BEADBRONTEBERNTE
WRHZE. TOHBKEOZ CEET,
Q) BEREEE. 5. BWFAZXIRT 3
Sl BEWRERR TS REHE
Yo

Wenbd. BEE. BESNLVER
%" therapeutic window DALV & IR,

QA

[Quality Assurance]

SRR
QA[Fa—I1]

HBROER. 7 — 2 ERR. X E1L GEER1L) .
NERTERPRED. AR (55 ) EhEst
BIENRO GCP. XIGEA SN IREIEH
HETFLTWBICEZRIAET DAIC. &
EINTHOHNZFBEND DERRNRRE
EED .

QC

[Quality Control]

mEEE
QC[Fa—>—]

AR - BRERIAZE. FREERAIERERAKEBROE
ICROENZBHEEZTRL VWS E
RS 5 fois. FEERFRELER. ERPRIAE
KUK DO RBREE (QA) > X T L
D—RE L TITONZEENBFERY
EE ET—2FTvIH),

MOOGANYH SWY3IL TVIINHDOIL
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5 ERIRFF

GMP

[Good Manufacturing Practice
for Drugs]

EERELXENET S0, DERELEEZD
BERFECEEEENVREBIEOLMKIC
Dl > TFARNTEREZEDIHD, S
BB (N\—R) FoIE TEREEEHRE
RA ICBVWT. REEE (VTN B9
i TEERRUVEESNROREEIENR
UmBEBEICEAT 8% ICPVWT. N1
ZNORBHEDH SN TV D, ERREE
FTICEWVWT. BICREBEIC—E LI EERZ
&9 5720 BEOSAND S RIKER
DOEE, BFEICEZFTOLEETREDOE
BICKBHEEL VDS, EXRTIE BD
T YA MBREELCDTRTHN
RTHOH. FE. HFOZFNZNISBLS
N2, GMP IFEEFREEERRICAH WV 2RI
BBERAIN. CNEZBRBREGMP T %,

Drug Product

A

BMMD TH S APIIC. BMMHD TH
5H. BREME® R O IZ A
(diluents/excipients) # &I L TES N
2b0THD. BEFEL MIBEAINS.
EXEE. WA BRERIN mRIN
DRV FERTEICANSNIE
HERERT. ARICAVSNSARE (X
. active drug RO 7St R) OREFNC
HEAINS,



GCP

[Good Clinical Practice]

GCP[P—>—E—]

EEMOBRRIROEROELEICRET S
Eo
AREBICALVSNZEROEREMLE R
REDLDICHERAREER T 510
oo TS NETEETH 5 LARFITAR
TR L IFE T 2 ENMES NS EE,
BERMIENLEEOD CICRZENTHE
FICEBINZ O DREENTIATL
Do BENEREBDERNCT BHIC
R s (RFARR) CEMIESL
RICHBEAINS,

IRB

[Institutional Review Board]

(HEERA) RIEEEZER
BREEEER
IRB[ 71 7—ILE—]

BRI NIRRT RIET 2 RISER
THA Y EEEY SPUNGHEBT. B
BRoBENE. et BENZEEOH
"D SRBRORER MEFICOVWTE
BITZ2EZBRTHOH. GCPERTEDER
B. EANEDS5N S,

DMB

[Data Monitoring Board]

T—REZRIVIRER

BEERCP—HOEEIMABLDERIC
BNTVWBLWSHKBRREZTME L. A
BoME. TEEIIEFIE (ZOBOMH
KOge) 2IRET 5700, BRRER
NEREINZBIET, T—2ENELD
MIT2MILIEEBERTHD. GCPED
TZORE. EENEDHLND, PWRE
2MEHmZE% (DSMB : Data and Safety
Monitoring Board) ¥ HEhHN 5,
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Phase | - Il

BRERE 1. 2. 34 (&R

EbzRe L TEYOIRIEZ T 5558
R MR cLWo., ez T8
B L@ TEe MIERT 25 | 185
B RENLBEEZNRE TS5 1485
B LEREEETXNRE T35 I B
Nz, B | HARISEEBRERAZ S
RrIH3H MHPARDEEIFEELX
RE T D, FRIICER S5 Phasel -l
ERPEDEERET DA M3,

MOOGANYH SWY3IL TVDINHDIL

Study Design

HBHE
HBTF A

JEERARELER. FRARELERO VI NICH AL
SN BMAELN. BREERICE VW TIE
RECEBROA HRBRENICK D B A —
TUEER. 7O RN RBREMR _EER
BREICRDTND, WRBER. K58 -
KGR, BREFHmIER. e T
BIR. METRAT AR CEBRFTEIEEZ IS
THELH B

Placebo

GRS
PAA N

AYOELERONR. k. ESTEZHBT
H. BMADEEEFHEVBYORE, &
EROBMEI_EERANBHRT. B
MM ESOEREF IR EEF4
WIS RBEOMEOEN ST 2D
MRVWE TN TWS, Bar LTE &
ETIFE MO L TFE ACEENFED
BWT RUEPIEAEDN 2 FENZ L\,
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POC

[Proof of Concept]

aYE7h (BER) DA
POC[E—F—>—. Ky ¥ ]

FRIRFEDEDERIREHERD Phase Il TH
PREDBME L ZE2MH TR EINTORE
zr L. POC%Z1§3. POC 21T T2 D
£DICAWVS,

POM

[Proof of Mechanism]

XAZXLDIEER
POM[E—F—T L]

POCEB LDV ARWVEFAKTESDED
AREEME R TR E R L. MRDIBIZL
LT, EHFEMW (pharmacodynamics,
PD) NAAX—H—ZFAWSEZEHZ\,

SAD

[Single Ascending Dose]

BE—mpaig &R

FRIREE | IHERR T, &RD DB VIR
MEOHREDBLEKRE TREMEHHER T
IRB . ROBBOEKRZ T DLWV D,
RAEMEEC WD Ak

MAD

[Multiple Ascending Dose]

REMREHE R

SAD HBK TR, EEEMEEZ R1ER
S5Lfcszozett. BREUEHERT 2
fe®IZ. SADFEBRNSRE LICR/NAE
NOIEICREMZHBLENA 5. XOA
EICETHEBA . BREOLZEMER
DI-OFIBERE & B HEZ L,
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DBT

[Double Blinded Trial (Study)]

—_EERER
—EERER

MREBCHBREOTMA DD WREE
ANDEEBEDE D HTHAS INRVE
BOTHA DI, EFED Phase
I, Il TIEBEE = ZEERICEHET 272
BECORRTH A > B,

RCT

[Randomized Controlled Trial
(Study)]

Z 8 LMEtb B R

SHEONA TR (RD) Z#lf. EEHN
BB Rz IS cEENE L
RIREBRDFET. WBREZEL BBK
A ALE. BV LERBICEERICEID S
T3,

Endpoint

Bl
IVRERAVE

BETAOEMEERT LHOFTMER
D r. BEFRFASE (8858 ) TOI Y KRR
Y E BITAOBEMME R T ILH DT
MBEETHO. AEOENICERL. &
BRI CET2EENEZL L. £0D
HETRDBOMCLIEVWTMEE = £
EFMIBEE (Primary endtpoint) . XL
THELMZLEWD D% IRBIEHmIER
(Secondary endpoint(s)) & 9 %, —
B OBRBRATIEMT 570 MAEE.
mEREEE. EEY 7 X mME4C5EH
BTHmETEZRBIYRAKRA >~ (F
O —rIVRRIVEN) HDEAINDS
ZrbHEL,




Inclusion
(Admission)
Exclusion Criteria

EIR (HAAN - {HHAH) BE,
PROVEZE

BIREE D ARICPLVTED &L S BHER
EEMAEREL TWEHh%EERRICKIR
L. HBELEET, B IEEBRTHN
IFEIE R EH — MR BRREMATH S
o B - NEERTHNIE. R L
TEWEREDEEREDNEEIND.
BRAEZEE | YL TFWVWITRWVWEZET,
BREOZEMCENMETMT SICH
Teb. NATIARRODEL B Z &8
EINBZAZABBROTRNCT Z7DIC
HEINZ,

Tolerability

2al

¢

t

w

¥

.

=7y

="

3

B L > TEL S ZCHBEABRBEE
B (BER) A wEREICE Tk
1T ZBE2HDEEEZRLIEDD, EXE
miciE. 2hndanrn. 8=EH &
ER) MOZTHDTHILWVWIBFIRICT
D, EYMORBICE D EEER EER)
PHEELLELTHORBED+0WAS
N3RETHNIE TBEENSL (BLWY)
B b, WA SNBVEODE W
BEEANRET 256, RBREMEIEL
FEH ) E B,
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AE/SAE

[Adverse Event/Serious AE]

BEEEREELEEER
AE[TA1—]SAE[TZTRIA1—]

H e ODRRBERMNIETOLEHEVHD
ZEO. EYMERESNLEBICEL
HH5PBFEL LRV, BRI LR VEE -
ER. FRIIBREEEERCVD,
DT, REICEZ DD, EBEBNT
HD. BEDHABRXISARR, MNERH
BOMEENNERSL D, KEHXIFEKX
HEEHETREICH2BD. AXEE
ZRTLOEEELRBEERC VS, X
M ORRBHREIHZHBE. BERD
[Adverse Reaction]. &IEF & M3,

FIH

[First in Human]

77— a—<TYV
FIH[Z771XITAF]

WRE (EXEREMYE) 283 Tiaa
CEMIHLTHATHO TRET 2B
It Tfirstinhuman (FIH) 3% &
IR, BBOBEGIEERD D ZHE. =
TINCBHE - R Mx BRRHR T
BHEEZ FIHBEECERC EHH B,

IND application
[Investigational New Drug
application]

BERE () ERAREERRAE
IND[ 7L IXT | BA5E

INDERFBIRIKRKETHERUHREEFED
FEMEIC O VW TERKRAR T BT
5MICHBE TH S FDA (Food & Drug
Administration) ICIREHT %, BB
T < KEFMIRNHKREITIT S BRAM
THMRT. INDEBFEL FDA IC & B35
EHEOEGENEHB(TT 5N 5. IND BERHE
BREBICMBRER/ Y r—URIE L. BRER
HRTITE O LT AWBRMEDRE. B
MRUOZE2EEICREY 2Bz 5CH T 5.



6 £ - BR5E

NDA

[New Drug Application]

EBAFE
NDA[IXT1—I1]

RKEICE T 2HEEHRT 57 DAEGR
FEo

NDA BHRHI M RAGHRBICHERER

N T —=I%487,

Approval

(Authorization)

RN REAGRFRAN TERL. mE -
Bt - 2 0BR THRERRCL
TOMEZRDIIHEIC. HBREE - 2
RICH L TRERTAREZEAHC%Z

7GR e
Launch BINTHROBHREIBBING

Cr. RBICREDNHBINEERRD
i e TEffm cWwi,
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| N N MNnternational

Nonproprietary Name]

Generic name

E R —AREI B
o

EERICH|IT2EEOEEREDLIT
HOH. WHO EE. HiE. T 5, E
BEEDTIN—FICEDBHBZ—FEDXE (X
TL) ZBTLSBBIND, (Bl HMG
BITEERAEA) ¢ -vastatin, E/ v O0—F
JUILA © -mab)

Brand (Trade)
name

Emt - s

PEIRBICHELTEIEERBLTH O,
HBEMLD D BH B EIIEICK L Tand
THEmDELE. BCBEMHATH>T
biRFTERE. BISEICLDERZHHE
EBBENH B, TOEBMDT TV R%E
FRDIBLACDEREIFT IV FEE
BIRERY %o

Package Insert

MINE

EREICRESNCERAEEROR R
FEAET. EMM. RAER. AN
TEEABReHECENMEE L. EX
mORFALEBEMCITRGT (HA) &
Nz CHEBMITONTV S, A
% - BE. BMEE FKREYHRE
EItFA. ERLOFELRCIEHRINS,




|F

[Interview Form]

1YREa—T+—L

ERAEEBOAMMNETIIA+DRIE
WEMOCDICEEDSRETN IS
R EREHRSE. AAREERAMRDE
BEREL T FRCERZRELEIC
TELTWVD, HmDRFRH. BA
DEEM. IHADBHEDOLEMSE. &
ALOIEDOREEH LV
ERAMDMNEL T 5EERBRD S 5.
AMIXETIETDICESNEVIBERZ X
ﬁ?é%@ﬁ%éo

PMS (system)

[Post-Marketing Surveillance]

RERFTRAREF

Fen\pta s nicEEROEME - Z2ED

. BRFGRIDBRTRESNAD o 7H
7B - BWERICEE Y 2 1BRINED 7o
IZfTh N5 FE DK GPSP (Good Post-
marketing Study Practice) ESHEFET 5 R
ERFERAEEFIS. EERORSRTEE
Eh\mE. BIMRULZ2MICET 31FRD
€ N =aeN EEDLR IR DT=DITIT S fE
FRERA X I3 BOERTTRERARE R L) Do

Phase IV

71— 7 #—HER
ROSRFT R ERAREL R

EXROMERFTRAET (PMS) OO KL
DT, T TICEARBINTVBREICIH L.
SITHESREUCPEYAERERC R
%59 2 - HICT D BRAREER. A AH
D¥E. Phase |, l| EERMIE THEEE SN
Phase Il SR C&IE ﬁ&?ﬁf&@ﬁ%fﬁ%ﬁ%
KIS CbHB.
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LCM

[Life Cycle Management]

SATHATIIRIXA Y b

BBEREER%, 1—H—H5D=—X
ICIMA DD CI 3RS BWERTS
L5, ARKREZEFERZD L, BB
ICISFTNEER BDIr e, AEXZEY
5CCICE > TEDIERT 2BEILITT
D. FRFERRELIEDT 2 ZIET,

CTD

[Common Technical
Document]

AEYTIZAILRFaXY M
CID[>—T1—T1]

EEmAFIFENERER#E (ICH) TEES
fic. HAREU 3MmHEDERRESH
FBERILD C o




7 FXRRE STtV

P

[Intellectual Property]

HBRAE. R4
IP[71E—]

MW EERE) ICTEDSNS. FEH.
EZE, TOMABORIEHIEERICLD &
AHINZHO. AR BEACEEE
BCERABREMEXIZEE EOBRE L
5. HNMEICEL TESICEDEDS
NicHERZ THNEEME) WL £0
15EN TREEFIE) TH B, HEFIENEED
520 FHE (EERDEF TIERK 25 FMH)
BENICERT 2ENTE ZEMN, ER
AT TIFHTHBRET 30 TN
I A CNTYRR—rTxUF
M ENBRFFEICE 2T HRICHIT
BREMETERT D,

PCT

[Patent Cooperation Treaty]

LS AES B
PCT[E—>—F1 ]

PCTICEDKCEBERCIZ. 02D
HFERESE = &HICHE > TR 2 C &I
LoT PCTIEETH 2 IANTOEIC
FEICHEELIcC AL RZE5ZX2
HFERE .
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FTO

[Freedom to Operate]

FTO[ZT7F7r—%—]

HBIREDOEIMZ TEHICERTETSC
1 Zm b BEDEERMT ZBICHE
EZHIRT 2TcHEETH D, FTOFA]
Sl FEDHAT e g, FIA. Bmttl
TEBRICEEC D S 2N EERE Dfaf&E
ZHERR Y B A THRINAR D C 259,

License Out

SEPETE
S1EYRTIH

14t > X (license) &, H&FF (5 ).
FTR] (EE ). BRAI. EFEAR E DR E I Do
TAtE Y RT TS IE—RRICHEBE. B,
JONTEMEBEICFERILLED. EET S
VR A SFET B %I8T. R E
oA - EREEE S —
WD,

Royalty

O1VILF 1

EHEFFFEE IS, REEEICH L. 50
EhE. MAOERZHEETZCICLD
FEL. TOFHEONMEOAVILT «
S,

Milestone

NATILA k=2

VMEOEPEBIET Z/-OICBPTRIT
ZEETHO. 7OV MMIELD
X101 THEEZER) B %ERT, E
2 F TIE. IND B 5. Phase | & 7.
Phase & TR EICY A I A b =2 %F
7. ENEEMRT D —TFEONM (W1
WA =YD q—) Z2%HEIEADE
KHZL\,



SWOT analysis

[Strength, Weakness,
Opportunity & Threat

analysis]

SWOT[ R+ b1 7F U2 Z(534h)

Mz 7O ~ICDWTHRA
(Strengths). 53 & (Weaknesses). 1% &
(Opportunities). & (Threats) ® 4 DD
A7JdV—TERADTL. BREEROR
BUER. 7OV FEATRERZ B
EMIRETE R ED— Do

DD

[Due Diligence]

Due Diligence [ Fa—FV Tz Y
2. Fa—T«1V]

% o DD % SWOT analysis % #& T2

RHICED,

Partial change
approval
application

—BEERR (—)

BLICERZ 2T TIRBEL TLWAEERIC
D2VWT. NBED—E%ZZEET B, I
FEERRICHLVME - RMBIS N
3BE. BEIO—ZHFE - AR B2,

First in class
Best in class

T 77— M U5 (EHINESER)
RAM VISR (BREESER)

RN - BRENE L EROBERR
ERBICZEZZ LD RMANERR %
T7—RbAYUIZ2WS, —H. C
OHEANEXERO RS Z/mL. BFEIC
5L CHRR R BN EF OEERI M
VUTRLER, BHANERERZEMT
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ZHEOEZEM%E Me-too-drug. vV O#
EMRZ D Holeh REINSDA
EBOEDND Z CIFD L,

Pipeline

NTTST1Y
BENT TSI, BENTTS
1. FIBNA TS

HARETED TVWIHREDZ L, BB
7% - FEERPREAER - BRPRELER - HRGE - K
DOVWITNH DT T —XITHBIEEYHZ
H9 5, BEMEI FIREFHOE 1O
BED /N1 TS0 VhHANEH D) KRB
L. Phase | (& | AP DERFEICH D H D
ENRT B EHE 0,

7y
T

il




5

FAEEEER D= DEEBER

BEREDR. FICKEBEFMRCHECEDORREMBOMETIIMFEANRC L TIELD
EBREITO ZeHEL. BERAREIF—RIZCALLI BT —4HBIETI 2HR
8D, LA L. BFC L TREEOIE Z B § 2 BERAZREDRIXUER DTS
BEY37 -2, BEMETCHREROPPARMEE L TEET 3T —42Tld. 44
OHIEENORRTI—IILRENER > TV B FICREMETIIREREICOVT,
FLLWEEZBLRDZDTIFALL. 7—20BRM. TEEZRDZ 0. &5HBRO
R, SEROFE. HROTAHDBAT B> TS, YREEL L TERL
TITo>TWVWADIEH. COBVWEDLD >Tc L TEBTIZINESNIEETH D, K

B

£ v LT, lTarget Product Profie(TPP)y & TF—%/8w 7 —2 1 ICDVWTHLTFIC
2EFC LTHRER L. AEOERTRDZBE LT 5,

Target Product Profile (TPP) @l

BIRMEADEAHBN CEMTBEISSOBICIE TRIPMICEES LU —XThNnIE
CABRAT=VTHEMIET ] CWOIENEICH D, FICHERRELETII—BE
BRENTONZ CZBOBEBRBETROBEVWT—IBBZH. 7THATI 7Rl LTE
TBRWT =2 2> TRBICED I L T5. LML THATFIFTES TRLWTFT—4]
ICISRIRBICAES ZBR L TV A ®IC. ERICEREVITNCHBRENC DIC
<UL H2WIFHEIKREWNT — 2 A BENICE2TZHBALINAEVWT — X5 H D, O
OF vy FEWMAOI—ILRE. 2F 0. FEXFEK) ¢ MEREAR ICWURIZEN
TW3, COF vy TZEBRITILOICREBRETIIEZRD TPP Z1EL L. 7
FITCHEERENRNL TBLVRD ZHRBDEDR R 3t HHTce RIICED—
BlERT,
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R3 FTHTIT7HREESOY S LTHER L Target Product Profile (TPP)
DIBEBED—HI

ERoBE (BHF. R7F R iE)
Type of agent (small molecule, peptide, Ab)

SmotEsE L

Product Description BENDFOBER GFRE. R
Proposed target
EIF DEA L DR

Comparison with current therapeutics

BIME—BHD5EI3&D RN LBEINE = A5

Clinical indication(s) - if more than one, specify lead indication

WRIEE L L WHRE T 3EEEH
Indications & Usage Intended patient population
ERRRAFESTE O EIE

Outline clinical development plan

Bk - BE BERRE

Dosage & Administration ~ Dosing amount, route, frequency, etc

FRINBBHDOZ =Ty bELVFTE—7 Y FOREMICOVTORR
REM Y S8 Known on-target or off-target predicted safety concerns
Safety and Toxicity

L& LV RIEAEEL Therapeutic window
Desired/achievable therapeutic window

THTITORIRTOT S LAREATRICHILD. NS TEHPNSBET S
CIFEEL D oTce LA L. BIRIBEBETILICE T 2 MR % ST T 2

STHEOENERFT SIS L. BECETOMEMREORES (LIRS ZEER.
B—4y N ERBMIE | DFADEIHDDEEE. € L (LLREEFEHET S
TcHDEUHIBBERL . ROFERNETCTCODBERZIELREDF/L ST 5, FF
ICRBORETIET AT I 7RIETFENRLSNZD T, BEDREBEIC. D
BRSPS NIESNTCBEL T TERBETS CUHE . AEREECEEEE
BRI ZDDOABREOHBRET AL Z L IFDR V. BICINSDOT —ZIFHERICE
NENZCIEDBRLBERDHIN B D BITBEOBEON—RILEBR>TWVWET —



AWV COKSICTPPZREL DDEREZITIOEC T, FHTIT | BEWNA
DEZFDEVHEIEDICR Tco THAT I TOHREICIEE VD TPP £ HZF
MARMBEIFBICEEL. REICEBETAICBITABOI-ILREDBEYL L. BX
PEX OBEREEITEN L TWIEST 20,

T=ENYT—JDf

TPP THRE Y 2 A—ILICEET 2 e OICIIHARTENVE 45, M. FEERK
SHER. BERRERCEC R T —Y JCICRBRT —FEZBAER. € OFIZ TS
BOEMBETOCICHZD. TATITTIIESRE. ABEOFIRAHD. H56
PRREBECENHDRIZ TR 5 C CIITAIBEIS, ERICIF ERD TPP = 7T
ICL7cEEm T KB CTRE NS T — 2 e F B2 0BEICGHhETEIET 5 C
CIilBB. TR HBREBC L (2=l 2FEEETHD . HEREIIHL
THIN T 2RMOBEROBETOAL R 2RI CEIFBOTEETH D, HELHE
BTRMMBEETSBRICIEVDY S TT—2/Ny/r—2 ) Z(Ep LHNEERETO
SHHZ 4T 5 DN R ILFEERREIR TSR 4 (DR T L OBRIBBREICOWVWT T — 2 =B L.
BT 5. (R4)

CNSORBEETRMEL. Ny —IU%EZMI T THSRIMBEDORSICED Z &
IFIPRETIIEDIN. BICIR FEACTREARAETHD. KETOT—HDOEEMEICD
BREN D Do EHRICITIERINGERREREEE L o IFBRRIBRE RET 2HEN D S
DT, TEBZRTRHOBRE TRIMBEZSZMAL. BERIAOREEPED = -
GOl T —AMEEERTENEELL, T4 IF—MNLRECETOES T OO
Bl R—RUZLIeBEREIED. BAHES. 0T Rov I TUNU it 0
BHEDERE. TATITHEOEMIEINTIT 4 —ICEATWVS, BRICLDX
EDVRETHD DI, BRODBVFLWEL U T+ —(ICHkE T 5 F — LMD
EOETERC A S,
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x4 BRFEREREHICE oTFREREK/NY T—2

S &1 | HBER Bz
. THEGE. BESEER SEREN. BEOR
BIBTERS Bk, BRAOHANE
=7y FAFAOHR
;ﬁ%@ﬁigiiéﬁm‘Tth%wﬁﬁ‘ﬁx%ﬁﬁwr@<\%%ﬁf
in vitro it i DERISEVEGTOT—2D
RRET LR T DR B30, BREARDENS
B ey EHEEOMBRTON Y F—oa . BE : : °
. BESETONE
RREF LB TCONE (ELE) _ , .
e .
invivo | - BEMAEI. BIVEMRE. NEEL OLE g;;;gzgggggz‘“&
EEES LB TODR EIELE) e °
e vivo/ | On Target/Off Target 7 — 4. WRELOLE. X |FREOBVHBENZ LD T,
g vitro | =X LB v £ OEER Rationale O T ELHIIAKE,
v?vo/ MFRR R S DR BB, ER#FICEHDET
vitro S5
FMDEEE || IR/ 5y P TONSRYRE (MELRERE) | HENRK RS SREILE
RIR/Zv FTORRB/ADHEIT - B B NE,
Invitro | BEXRG TOMNRMEBRNDBEIT - R
DR [ RZT 1w hDOBEIER
HEERTREND B, LAY
omas | nvivo | 27 T COREBIRANRSHINR (RMAR) | BB, THBIBRTS
e Sy R TORERRARESEERR EEEE) | HLLLSTr—2b3 0,
BRI 5 BB T OB AR
HIRICKE,
R, ARE. MR, R TOT 7L, k-
BE | HBE (R BeSUORE). TEK. a2k (T
CMC o
25
WE | W5, PK. REM. 0%k
_ - DRI azZod U=
BEMEA. 53V SERET. BERE | _
— igtéiiiﬁiééff?fT}§%*§2 ¥TBE. BAMEY 58—
: &R\ - ) FERENZLOT, BEOH
’ R 855 HELE.
zof FLOEHAED. AETERR. FoLALA—0ORH. BRI Y OEESA,




0

BHDIC

St e EREOBAL L OHRWNBREICISAN S ol EEDEF TIEH
ENLRFIAFTEONIPEFIEHLABTE o> TWVDE, AKFULEEXROBERAIELD
L RBMERICH DD, ERHICEMEFORNEE . FYEERTORBERE.
RICHEDHBOEBES LU, TOBERICHZBERITABNICA>TVD, SEIFE
I8 FENHATOEREEVIBREDLIC. TNTNOMBEICOVWTRSRATZH L
Teo & DTMEMHD DIERRIERAIICIE. HXOEHEABEREEL EBIC. SRED
BEICN T A IERINE. T 5ICIRBEDAIIFICE S VT L WEEHEDED
HADNROENTWD, XF v T3y hTORBETIERL BIRDHD TTO
AT L) D= LTTIT 1 70 ANV R T v o DERZ BFELLTIZL,

ERL - #REE
TRk 28, 29 FE RAAE - BMERBOLD OREEBLMBREE WM
MEAERE IHIEE
MENEBE RILBF
%73
MR EFEERRHR
RIRBTRFHMA RBHEER
AARNETERIMRHEREER

Bl
REART FMARZEE HAEEEK
KRR EFEEMER EEHA &
AR IR Dsan) BEMEF F)Il B
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