


6 11 1

3 mg 4 mg 5 mg

5 11 20

6 10 17

73 39 40



 

 

 
 

6 10 17  
 

 
 

 
 

 
 

3 mg 4 mg 5 mg 
 

 
5 11 20  

1 3 mg 4 mg 5 mg  
   1  
    

 
 

 C25H30N6O2 

 446.54 
  

   N1-(3,5- )- N1-[3-(1- -1H- -4- ) -6-
]- N2-( -2- ) -1,2-   

     N1-(3,5-dimethoxyphenyl)-N1-[3-(1-methyl-1H-pyrazol-4-yl)quinoxalin-6-yl]-N2-(propan-2-
yl)ethane-1,2-diamine 

 
    

 
 

    
FGFR3

 



 

2 

 
 

 
FGFR3  

 
 

1 1 8 mg 2 1 1 9 mg
 

 
 

 
 
 



1

6 8 28

3 mg 4 mg 5 mg

5 11 20
1 3 mg 4 mg 5 mg

FGFR3

8 mg 1 1 14
9 mg/dL 9 mg
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1.  
1.1  

FGFR FGFR1 4 FGF

Nat Rev Cancer 2010; 10: 116-29  
Johnson&Johnson Astex Therapeutics Limited Astex Pharmaceuticals

FGFR1 4 FGFR1 4

 
 

1.2  
2012 6

EDI1001 2015 5 FGFR

BLC2001
2018 4 FGFR

BLC3001  
BLC2001 2018 9 2019

4 BALVERSA is a kinase inhibitor indicated for the treatment of adult patients with locally advanced 
or metastatic urothelial carcinoma (mUC) that has susceptible FGFR3 or FGFR2 genetic alterations and progressed 
during or following at least one line of prior platinum-containing chemotherapy including within 12 months of 
neoadjuvant or adjuvant platinum-containing chemotherapy. BLC3001

2023 8 2024 1 BALVERSA is a kinase 
inhibitor indicated for the treatment of adult patients with locally advanced or metastatic urothelial carcinoma (mUC) 
with susceptible FGFR3 genetic alterations whose disease has progressed on or after at least one line of prior 
systemic therapy. 1 EU BLC3001

2023 9 2024 7 19
 

GAC1001 2013 8 BLC3001 2019 3
 

BLC3001  
 

 
1  BLC2001 FGFR3 FGFR3 FGFR2

BICR 40.6 11.1 0%
FDA FGFR3 FGFR2

FGFR3 FGFR2 FGFR3
Postmarketing Requirements BLC3001 BLC3001 FGFR

BLC3001
FDA FGFR2  





4

2.2
2.2.1

1 3 4 5 mg
D-

3 mg 4 mg
5 mg

2.2.2

3
CQA

CPP PAR

3
CQA

*

*

2.2.3
LC

LC LC LC LC

2.2.4
4 mg

*A *B

*C
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4

3 mg 3
25 60%RH

PTP
36

40 75%RH 6

4 mg*
3

25 60%RH 36
40 75%RH 6

5 mg 3
25 60%RH 36
40 75%RH 6

*

PTP
36

2.R

3.
3.1
3.1.1 FGFR Mol Cancer Ther 2017; 16: 1010-20

FGFR1 4 TR-FRET
FGFR IC50 5

5 FGFR1 4
IC50 nmol/L

FGFR1 1.2 0.4
FGFR2 2.5 0.9
FGFR3 3.0 0.5
FGFR4 5.7 0.8

3.1.2 CTD 4.2.1.1.1
387 DNA qPCR

KD 10 nmol/L 6

6 KD 10 nmol/L
KD nmol/L KD nmol/L

FGFR1 1 PDGFRβ 3.56
FGFR2 1 CSF1R 3.94
FGFR4 1 FLT4 4
FGFR3 1.05 VEGFR2 5.88

RET 2.05 KIT 6.95

3.1.3 FGFR CTD 4.2.1.1.4 4.2.1.1.5 4.2.1.1.34
FGFR1 NSCLC NCI-H1581 FGFR2

SNU-16 FGFR3Y377C KMS-11
FGFR4Y367C MDA-MB-453 FGFR1 FGFR2
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FGFR3 FGFR4
FGFR1 4

NCI-H1581 FGF2 FGFR1 9

FGFR1
FRS2 PLCγ1 ERK1/2 S6K

SCC LUX001 3 300
600 mm3 3.125 12.5 mg/kg ERK

ERK

3.1.4 FGFR CTD 4.2.1.1.7 4.2.1.1.9
GAMG

ATPase 10

FGFR2 Kato FGFR2

FGFR2 4
2

3.1.5
3.1.5.1 in vitro CTD 4.2.1.1.2 4.2.1.1.3 4.2.1.1.6

FGFR1 3 4 VEGFR2 FLT3 pro-B Ba/F3
IC50

7

7 FGFR VEGFR2 FLT3 Ba/F3
n IC50 nmol/L

FGFR1 28 22.1 4.3
FGFR3 21 13.2 2.2
FGFR4 21 25.0 1.2

VEGFR2 27 1,160.0 162.5
FLT3 28 7,782.5 737.8

21
IC50 8

9 FRS2 PLCγ1 ERK1/2 S6K SRC AKT S6 STAT1 5
10
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8

n IC50

nmol/L n IC50

nmol/L
Kato *1 11 0.1 0.02 G-402 1 226.0

NCI-H716 1 0.2 Caki-1 3 242.3 40.3
SNU-16*1 13 0.4 0.08 A549 3 925.0 80.0
RT-112*2 3 1.3 0.4 HCC827 3 1,830.0 291.4

NCI-H1581 NSCLC 1 1.3 SW-620 3 2,056.7 141.0
A-204*3 2 4.0 5.1 MDA-MB-134-VI 3 2,080.0 170.4
RT-4*2 3 5.1 1.1 NB-1 3 3,958.7 1,543.5

DMS-114*4 6 7.0 2.8 PC-3 5 3,036.0 197.0
A-427*4 3 71.1 44.3 Hep G2 3 3,706.7 68.9

KMS-11*5 3 102.4 92.9 MCF-7 3 5,346.7 320.5
MDA-MB-453*6 4 129.2 60.8

n 1 2 *1 FGFR2 *2 FGFR3-TACC3
*3 FGFR4 *4 FGFR1 *5 FGFR3Y377C *6 FGFR4Y367C

3.1.5.2 in vivo
3.1.5.2.1 CTD 4.2.1.1.10 4.2.1.1.11

FGFR3-TACC311 RT-112
10 0

100 200 mm3 23
12 72 6.25 12.5 25 mg/kg QD

13

1

1 RT-112
6.25 mg/kg 12.5 mg/kg 25 mg/kg

n 9 10 *** p 0.0001

RT-112 FGFR3V555M-TACC3 RT-112-VM
10

11 FGFR3 18 TACC3 11
12 Home Office Project Licence PPL 40/2962

250 mm2 1500 mm3

13 10% HP-β-CD
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0 8 RT-112 23 RT-112-VM
14 12.5 mg/kg BID TGI

14 15 RT-112 101% 28 RT-112-VM
36.9% 21

3.1.5.2.2
3.1.5.2.2.1
3.1.5.2.2.1.1 CTD 4.2.1.1.12

NCI-H1581 9
0 40 10 10 20 mg/kg QD

50 T/C 16 10 20 mg/kg
41.26 7.65%

3.1.5.2.2.1.2 CTD 4.2.1.1.34
FGFR 7 FGFR3S249C 1

8 10
150 250 mm3 0 0

12.5 25.0 mg/kg BID 17

TGI 14 9 FGFR mRNA
TGI PI3K/PTEN

9

14 TGI % 1 Tt T0 Ct C0 1 C0 Ct 100 Tt T0
Ct C0

15 20% HP-β-CD
16 T/C % 100 20% HP-

β-CD
17 LU0743 26
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9 FGFR

FGFR
PI3K/PTEN Ct *1

12.5 mg/kg 25 mg/kg

n TGI
% p n TGI

% p

LU-01-0048 SCC FGFR3S249C 25 8 117*2 0.001*3 0
LUX001 SCC FGFR3-TACC3 V1 1.7 28 8 106*4 0.001*3 0

LU-01-0010 Ad COL25A1-FGFR2 PIK3CA 12.2 28 10 50*2 0.001*3 0

LU0743 SCC FGFR2-MCU PTEN 7.9 25 10 48*2 *5 0.093*6 10 47*4 *7 0.099*6

LU-01-0004 SCC FGFR2-CDCC6 24.1 24 8 25*2 0.236*3 0

LU6423 SCC FGFR3-TACC3 v3 PIK3CA 21.8 15 10 0*4 0.998*3 0

LUN#0331 SCC FGFR2-CASP7 21.8 20 10 0*2 0.393*3 0

LU0009 SCC FGFR2-CASP7 PIK3CA 23.3 21 10 0*4 0.946*3 0

*1 qRT-PCR FGFR GAPDH FGFR
mRNA *2 20% HP-β-CD *3 Student’s t *4

10% HP-β-CD *5 7 6.25 mg/kg 8 12.5 mg/kg *6
Games-Howell *7 7 12.5 mg/kg 8 25 mg/kg

FGFR PTEN PIK3CA PIK3CA

LU0743 LU-01-0010 LU0009 8 10
PI3K BKM120 BKM120

150 250 mm3 0 1
12.5 mg/kg BID BKM120 20 mg/kg QD

TGI 18 10

10 FGFR PTEN PIK3CA
BKM120

PI3K/PTEN
BKM120 BKM120

TGI
% p TGI

% p TGI
% p

LU-01-
0010 Ad COL25A1-

FGFR2
PIK3CA 28 52 0.130*1 41 0.321*1 77 0.009*1

LU0743 SCC FGFR2-
MCU

PTEN 20 31 0.066*2 37 0.029*2 56 0.003*2

LU0009 SCC FGFR2-
CASP7

PIK3CA 20 5.2 0.803*2 34 0.109*2 44 0.044*2

n 10 LU0743 BKM120 n 8 *1 Dunnett *2 Fisher’s LSD

3.1.5.2.2.2 CTD 4.2.1.1.39 4.2.1.1.41
SNU-16 9

0 10 5 10 20 50 mg/kg QD 21
30 T/C 19 5 10 20

50 mg/kg 62.3% 9.9% 8.3% 10.8%

18 TGI % 1 Tt T0 Ct C0 1 C0 Ct 100 Tt T0
Ct C0

20% HP-β-CD NMP PEG300 10 90 v/v
19 T/C % Tt/T0 1 / Ct/C0 1 100 Tt T0

Ct C0
10% HP-β-CD
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SNU-16 6 18 21 10 mg/kg
BID 20 mg/kg QD QD 4 3 4 on/3 off 40 mg

39 T/C 19 10 mg/kg BID
20 mg/kg QD 20 mg/kg 20 mg/kg 4 on/3 off 40 mg/kg 59.3%
57.6% 2.7% 42.5% 50.4%

3.1.5.2.2.3 CTD 4.2.1.1.50
7 8 10

150 250 mm3 0
0 25.0 mg BID

TGI14 11

11

FGF19 *1 FGF19
pg/ml/100 μg n TGI

% p *2

LI0187 High Amp 136 75 28 24 8 54*3 0.033
LI0141 High Amp 322 138 23 21 8 58*4 0.017
LI1069 Non-Amp 80 60 22 21 10 61*4 0.001
LI0191 Non-Amp 302 180 18 18 8 131*3 0.001
LI1054 Non-Amp 280 186 24 23 10 50*4 0.032
LI0252 Non-Amp 25 17 14 14 8 26*4 0.387
LI0801 Non-Amp 15 22 21 8 36*4 0.096

*1 Fish High Amp Fish ratio 1.5 1.5
Low Amp Non-Amp *2 Student’s t *3 10% HP-β-CD

*4 20% HP-β-CD

FGF19 HGF LI1646
10 MET JNJ-38877618 EGFR MET

CNTO4424 JNJ-38877618 CNTO4424
150 250 mm3 0

25 mg/kg BID JNJ-38877618 50 mg/kg QD21 CNTO4424 10 mg/kg
2 21 21 TGI 14 15

12

12 LI1646
JNJ-38877618 CNTO4424

JNJ-38877618 CNTO4424 JNJ-38877618 CNTO4424
TGI 41 33 3.3 94 105
p * 0.152 0.312 1.000 0.001 0.001

n 10 * Fisher’s LSD

3.2
3.2.1 CTD 4.2.1.2.1 4.2.1.2.2

51
1 μmol/L

50% 5-HT1B 55%
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3.3  
3.3.1  

20 1 5.2 4 8 16 mg/kg
QD 32 mg/kg 2

Irwin  8 mg/kg 16 mg/kg
 

 
 
3.3.2  
3.2.2.1 CTD 4.2.1.3.3 4.2.1.3.4  

hERG HEK293 hERG 0.03
0.1 0.3 1 3 10 μmol/L 0.03 0.1 0.3 1 3 10 μmol/L

hERG n 5 15 3 24 3 40 4 67
3 87 1 97 1% 20

p 0.05 Mann-Whitney U IC50 0.408 μmol/L  
KvLQT1/minK HEK293 KvLQT1/minK 3 10

30 100 μmol/L 3 10 30 100 μmol/L KvLQT1/minK
n 3 4 3.7 0.7 37.0 6.0 47.2 4.8

87.7 4.6% IC50 25.3 μmol/L  
 
3.2.2.2  
3.2.2.2.1 in vitro CTD 4.2.1.3.2 4.2.1.3.5  

3 1 3
10 μmol/L 1 μmol/L 3 μmol/L

10 μmol/L  
6 QT QRS Tp-Te Tp-Te/QT TdP

0.01 0.1 1 10 μmol/L
0.1 μmol/L Tp-Te 1 μmol/L QT Tp-Te/QT

TdP  
 
3.2.2.2.2 in vivo CTD 4.2.1.3.6 4.2.1.3.7 4.2.1.3.8 4.2.1.3.9  

7 0.32 0.64 1.25 2.5 5 10 20 40 mg/kg
PQ QRS QT QTcB

0.32 mg/kg 20 mg/kg
10 mg/kg QT QTcB

2.5 mg/kg PQ 20 mg/kg QRS 40 mg/kg  

 
20  0.3%DMSO  
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4 0.32 0.63 1.25 2.5 5 10 mg/kg
PQ QRS QT QTc RR APD90 RVen 21

0.32 mg/kg QT APD90 RVen
0.63 mg/kg PQ
QTcVDW QTcB QTcF 1.25 mg/kg

2.5 mg RR 10 mg/kg
 

4 1 2.5 5 mg/kg
PQ QRS QT QTc

5 mg/kg 1 QT QTcB QTcF
QTcVDW

 

Cmax 81.7 ng/mL 12.4 ng/mL
9 mg QD Cmax 5.12 ng/mL 16

2.4  
 
3.3.3 CTD 4.2.1.3.8 4.2.1.3.9  

4 0.32 0.63 1.25 2.5 5 10 mg/kg 1
pH

 
4 1 2.5 5 mg/kg

 
 
3.R  

 
 
3.R.1  

FGFR3

 
FGFR FGFR1 4 FGF

RAS PI3K PLC STAT
Nat Rev Cancer 2010; 10: 116-29  

FGFR FGFR3

FGFR3 42% FGFR3 3 6%

 
21  

LV dp/dtmax LV dp/dtmax/pd LV dp/dtmin 1
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J Pathol 2007; 213: 91-8 Clin Cancer Res 2015; 21: 2684-94
FGFR3 FGFR NPJ Precis Oncol 2021; 5: 66  

FGFR1 4 3.1.1 FRS2 PLCɤ1
ERK1/2 3.1.3  

FGFR3

 
 FGFR3-TACC3

3.1.5.2.1  
 FGFR3

 
 FGFR3

FGFR3

R248C S249C G370C Y373C

Carcinogenesis 2006; 27: 740-7 Oncogene 2000; 19: 5543-6  
 FGFR3 FGFR3

FGFR Nat 
Rev Clin Oncol 2024; 21: 312-29 Pharmacol Res 2020; 151: 104567  

 
 

FGFR3 FGFR3N540K FGFR3V555L/M FGFR3L608V

Nat Rev Clin Oncol 2024; 21: 312-29 FGFR
FGFR Nat Rev Clin 

Oncol 2024; 21: 312-29  
 FGFR3 38

PIK3CAE545K/A 3 PIK3CAE726K PTENC136fs AKT1E17K 1
Clin Cancer Res 2023; 29: 4586-95 Cancer Discov 2023; 13: 1998-2011  

 FGFR2 FGFR3 82 EGFR
BRAF CCND1 PFS

Ann Oncol 2020; 31: S584  
 

FGFR
 

FGFR ATP FGFR
Nat Rev Clin Oncol 2024; 21: 312-29 FGFR ATP

FGFR  
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4.  
PK

 
LC-MS/MS 22

0.2 2.5 0.4 ng/mL
10 ng Eq./g  

 
4.1  
4.1.1  

2.5 mg/kg 3 6.25 10 mg/kg
13  

 

13 PK *  

  
mg/kg  

Cmax 

ng/mL  
tmax 

h  
AUCinf 

ng h/mL  

t1/2 

h  
 2.5   487 0.95 

 
3 4.99 0.5 6.09 1.1 

6.25 16.6 0.5 29.7 3.1 
10 202 1.0 229 1.9 

* n 3  
 
4.1.2  

4 8 16 mg/kg QD 32 mg/kg 2 28
14  

 

14 PK 28  
 
 

 
mg/kg  

Cmax ng/mL  tmax*1 h  AUC0-7h ng h/mL  
      

1 

4 2.65 0.45 3.11 0.11 1.00 
1.00, 1.00  

1.00 
0.50, 1.00    10.4 1.68   10.6 1.88*2 

8 12.1 2.77 10.1 1.38 2.00 
1.00, 2.00  

2.00 
1.00, 2.00    46.0 9.32  38.8 2.25 

16 30.3 8.45 36.4 14.8 2.00 
2.00, 2.00  

2.00 
2.00, 2.00    139 28.1   136 42.8 

32 257 136 455 76.0 2.00 
2.00, 4.00  

2.00 
2.00, 2.00  1,056 385 1,758 354 

28 

4 3.70 1.17 6.29 1.67 2.00 
1.00, 2.00  

1.00 
1.00, 1.00    14.0 3.86*2   17.4 5.58*2 

8 33.1 9.06 46.5 16.8 2.00 
2.00, 2.00  

1.00 
1.00, 1.00    105 34.7   125 25.7 

16 103 9.79 201 37.2 2.00 
2.00, 4.00  

2.00 
2.00, 2.00    472 18.7   611 122 

32 254 87.3 608 211 2.00 
2.00, 4.00  

2.00 
2.00, 2.00    2,230 771 

n 3 *1 , *2 AUC0-6h  
 

 
22  10 mg/kg 3 mg/kg

6.25 mg/kg 0.5 2.5 0.2 0.4 ng/mL  
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4.1.3 in vitro  
Caco-2 1 μmol/L

Papp A→B Papp B→A 7.0 10 6 10.1 10 6 cm
20 μmol/L Papp A B Papp B A 11.3 10 6 16.7 10 6 

cm 20 μmol/L Papp A B Papp B A 0.3 10 6 0.63
10 6 cm  
 
4.2  
4.2.1  

14C 4 mg/kg
0.5 1

29.3 2.61 2.31 1.36 0.921 μg Eq./g 0.165 μg Eq./g
AUC 1.9

 
 
4.2.2  

3H 5 μmol/L
0.034 1.68 μmol/L 0.034 3.36 μmol/L 37 4.5 24

89.5 89.4 94.323 92.2 97.924 86.3 86.5 99.3 99.5%  
α1- 0.2 2.0 mg/mL 10 60 mg/mL 3H

0.034 μmol/L 37 24 α1-
α1-

94.1 99.5 53.4 83.9%  
 
4.2.3  

3H 0.0336 1.68 μmol/L 37 30

0.90 1.03 0.76 1.15 1.53 1.69 0.6025  
 
4.2.4  

1 8 mg/kg 6 17 QD
4 mg/kg 17 2 8 mg/kg 17

1 2 0.11
0.04 0.07 1 mg/kg 17 1 2 4 mg/kg 17

 
23  CD-1 CD-1 NMRI 89.4 89.7 93.5 93.7 93.9 94.3%  
24  SD 92.2 93.5 97.6 97.9%  
25   
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1

5.5
 

 
4.3  
4.3.1 in vitro 

3H 0.3 3 μmol/L 37 30
120

M1 M9 O- M8
N-

3H 0.3 3 μmol/L 37 5 30
30 120

M2
M3 M5 M6 O-

M9 M9 M6 M8  

CYP2C9 3A4
CYP2C9 CYP3A

6.2.3 6.R.1 CYP2C9 CYP3A  
 CYP 1A2 2A6 2B6 2C8 2C9 2C19 2D6 2E1 3A4 3A5

3H 0.3 μmol/L NADPH 37 120
CYP2C9 2D6 3A4 86.5 53.0 88.4%

CYP 90.8%  
 3H 1 μmol/L CYP 2C8 2C9 2D6 3A 26

NADPH 37 240
CYP2C9 3A 5027 42%28 CYP

 
 
4.3.2 in vivo 

3H 4 60 mg/kg
14C 4 mg/kg

 
 3H 1 48

M2  

 
26  CYP2C8 2C9 2D6 3A

 
27  CYP2C9 50%  
28  CYP3A 16%
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 3H 24
M2 4 60 mg/kg 0.970
1.09%29

14C 24 M2
1.27 2.62%  

 3H 24
M6 4 60 mg/kg 9.55
13.6% 14C 24

M6 M20 O-
46.2 14.1 8.85% 14C

48 M6
21.5 16.3%  

 24 M2
M15 M13

14.18 9.24 4.08%30  
 
4.4  
4.4.1  

 

 14C 4 mg/kg 48
2.57 95.1%  

 14C 4 mg/kg 48
12.4 30.6

47.9%  
 
4.4.2  

pKa1 9.2 pKa2

1.9 logP 3.96 4.2.2
 

 
4.5  
4.5.1  

9 mg
Cmax 0.0115 μmol/L31

CYP3A
 

29  3H 4 60 mg/kg M2 M3  
30  3 1 M2 M15 24 24 48

M2 0.49% M15 0.13%  
31  EDI1001 9 mg QD

Cmax 6.2.2.1 4.2.2  
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CYP3A 6.2.3

0.021 15 μmol/L CYP 1A2 2C8 2C9 2C19 2D6
3A 32 NADPH CYP

CYP

0.1 100 μmol/L NADPH
CYP 1A2 2C9 2C19 2D6 3A 33 CYP

CYP3A
CYP

0.3 100 μmol/L
NADPH CYP3A
KI kinact 11.7 μmol/L 0.0209 min 1

4.5.2
0.005 3 μmol/L 2 CYP 1A2 2B6 3A4

mRNA CYP mRNA
9 mg

Cmax 0.0115 μmol/L31

CYP

4.5.3
P-gp P-gp

6.2.3
P-gp LLC-PK1 P-gp 1 μmol/L

efflux ratio P-gp GF120918 5 μmol/L
0.44 2.60

BCRP MDCK BCRP 0.00608
9.43 μmol/L efflux ratio BCRP Ko143 1 μmol/L

0.42 0.70 0.54 0.93
OATP1B1 OATP1B3 HEK293

0.329 27.3 μmol/L
2

32 CYP1A2 2C8 2C9 2C19 2D6 S-
CYP3A

33 CYP1A2 2C9 2C19 2D6 3A S-



19

9 mg
Cmax 0.0115 μmol/L31 9 mg

80.62 μmol/L
OCT2 P-gp

OCT2 P-gp 6.2.3
6.R.3 P-gp

P-gp LLC-PK1 P-gp 3H 30 nmol/L
0.00146 6.33 μmol/L P-gp

IC50 0.666 μmol/L
BCRP BCRP 3H -3- 1 μmol/L

0.010 100 μmol/L BCRP
IC50 14.9 μmol/L

OATP1B1 OATP1B3 HEK293
34 0.024 100 μmol/L

OATP1B1 IC50 36.5 μmol/L OATP1B3

OCT1 OCT2 OAT1 CHO 35

0.0244 100 μmol/L36 OCT1
OCT2 IC50 0.73 0.0434 μmol/L

OAT1
OAT3 MATE1 MATE2-K MDCK

37 0.0244 100 μmol/L38

MATE1 MATE2-K IC50 2.26
1.89 μmol/L OAT3

4.R

5.
5.1

2 CTD 4.2.3.2.1
2 CTD 4.2.3.2.2 in vivo CTD

4.2.3.3.2.1 5 CTD 4.2.3.2.6

34 OATP1B1 OATP1B3 3H -17β- 36.5 μmol/L
35 OCT1 OCT2 OAT1 14C 5 μmol/L 14C

10 μmol/L 14C p- 5 μmol/L
36 OCT2 OAT1 0.0098 40.0 0.0391 40.0 μmol/L
37 OAT3 3H -3- 1 μmol/L MATE1 MATE2-K 14C

4 μmol/L
38 MATE1 MATE2-K 0.00244 10.0 μmol/L
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100 mg/kg
2,000 mg/kg 45 mg/kg  

 
5.2  

1 3
15 ALP

 
FGFR Stem Cells Int. 2018; 2018: 1-14

39

Shirmer
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mg/kg/

 
 

 
 

mg/kg/
 

 
 

CTD 

 
 

Sprague 
Dawley  

 

1
 

1
 

QD 0*1

4 8 16 
 

2 32 

QD
8 ALP FGF23

PTH *2  
16 1,25- D3*2

PTH *2

*2

 
 

2  
32 ALP FGF23 1,25- D3

PTH

*2

 

4 
QD  4.2.3.2.4 

 
QD

16  
 

2  
32  

 
39  6 8  
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mg/kg/

 
 

 
 

mg/kg/
 

 
 

CTD 

 
 

Sprague 
Dawley  

 3
 

QD 0*1

4 8 
 
7

7
16

32 

QD  
4 FGF23 1,25- D3

*3 PTH
 

8 *3 ALP

pH

PTH

 
 

7 7  
 

32 1 10  
 

 
 

16
16 FGF23 ALP ALT PTH 1,25-

D3 *3

*4 AST GGT CTx

*4 A/G
 

32 1,25- D3 *5

*4

pH

AST CTx
*4

 

4 
 4
 

QD  

4.2.3.2.5 

 

 
 

1
 

1
 

QD 0*1

0.25 0.5
1 
 

2 2 

QD  
0.5 FGF23 *6  

1 FGF23 1,25- D3
*7

ALP
 

 
2  

2 FGF23 1,25- D3

 

0.5 
QD  4.2.3.2.8 
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mg/kg/

 
 

 
 

mg/kg/
 

 
 

CTD 

 
QD  

1  

 

 
 3

 

QD 0*1

0.5 0.75 
 
7

7
1.5 

QD  
0.5 FGF23

 
0.75 *4

PTH *3

 
0.5  
 

7 7  
1.5

FGF23 ALP NTx PTH 1,25-
D3 *3

 

0.5  
QD  4.2.3.2.9 

*1 20% HP-β-CD *2 1 *3 55 *4 *5 91
*6 *7 2  
 
5.3  

Ames TK6 in vitro

in vivo  
 

16  

   
 

  
 

 
CTD 

in vitro 

Ames  

 
TA98 TA100 TA1535
TA1537 

WP2uvrA 

S9  0*1 10 25 50 75 150 300 μg/plate 
 4.2.3.3.1.1 

S9  0*1 10 25 50 75 150 300 μg/plate 

 TK6  

S9  
3  

0*1 4.93 9.85 11.6 13.6 16.0 18.9
22.2 25.5 μg/mL  

4.2.3.3.1.2 
S9  
27

 

0*1 0.83 1.66 3.32 3.91 4.60 4.95
5.29 μg/mL  

S9  
3  

0*1 11.7 23.3 27.5 32.3 38.0 44.7
51.4 μg/mL  

in vivo  Sprague Dawley
2  

 0*2 250 500 1,000 mg/kg/   4.2.3.3.2.2 

*1 DMSO *2 0.5%  
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5.4

5.5
3

J Toxicol Pathol 2022; 35: 7-17 FGFR
Reprod Fertil Dev 2021; 33: 817-30 Reprod Fertil Dev 2012; 24: 905-15

AUC0-24h

2 1,289 152 ng h/mL 2
40

17

1 mg/kg/ 1 mg/kg/
AUC0-24h 4 mg/kg/

AUC0-24h 1.74 ng h/mL 40 0.1
1

41

17

mg/kg/ mg/kg/ CTD

Sprague 
Dawley

6
17 0*1 1 4 8

8 *2

4 *3 *3 13
*4

8
*3 *3 *3

*3 *3

*3 *3

*3 *3 *3

*4

*4

8
1

4.2.3.5.2.2

*1 20% HP-β-CD *2 *3 *4

40 GAC1001 6.2.1.1 0.5 12 mg QD
9 mg QD AUC0-24h 93.4 

ng h/mL
41 5 2 16 0216

1 0216 1 5 13.8
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5.6  
in vitro 18

 
 

18  

     
CTD 

in vitro
BCOP  

 
 

0* 20% 4

 

109.5 120.0 
 

 

4.2.3.6.4 
 

in vitro
 

 
 

0* 0.02 0.1 0.5 mg/mL 60
  4.2.3.6.5 

 
* 0.9%  
 
5.7  
5.7.1  

290 700 nm 1,000 L mol-1 cm-1

DS-TEC-106793 in vitro

in vivo 19 in vitro

in vivo

 
 

19  

 
5.7.2  

20
 

 

20  

     
CTD 

LLNA  CBA/Ca  

0*1 2.5 5 10% QD 
3

3H-  

*2 
2.5% 2.7 5% 4.1 10%
7.7 

 

4.2.3.6.3 

*1 *2  
 
5.7.3  

D3

     
CTD 

in vitro 
 

Balb/c 3T3  

1  
0*1 3.9 7.8 15.6 31.3 62.5 125 250 500 1,000 μg/mL

1 UV-A 50 5 J/cm2  
 
2  
0*1 0.039 0.078 0.156 0.313 0.625 1.25 2.5 5 10 μg/mL

1 UV-A 50 5 J/cm2  

 
PIF 
1 152.5 
2 292.07 

4.2.3.6.1 
 

in vivo 
 

Long Evans  
0*2 4 8 16 mg/kg QD 3 2
UV-A 42 10 J/cm2   4.2.3.6.2 

*1 DMSO *2 20% HP-β-CD  
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21
D3

21

CTD

Sprague 
Dawley

50 mg/kg

100 mg/kg/ QD 4

100 8 45

1 4
50 FGF23

1 24
100 1,25- D3

2 24
100 ALP 1,25- D3

PTH

3 24
100 ALP 1,25- D3

PTH

4.2.3.7.3.1

Sprague 
Dawley

0.55 1.00%

0.22%
D3

50 mg/kg/ QD 2

50 2 6
FGF23 1,25- D3 PTH

50 3 6
FGF23 1,25- D3

*1 *1 *1 *1 *1

D3

50 3 6
FGF23 1,25- D3

*1 *1 *1 *1 *1

4.2.3.7.3.2

Sprague 
Dawley

0.22%
30 mg/kg/ 3%

30
50 mg/kg/ QD 2

30 2 6 ALP FGF23

30 1 6
50 1 6

30 *4 *4 ALP FGF23 *2

PTH *3

*4

*3 *4 *3 *4 *4

4.2.3.7.3.3

*1 *2 30 mg/kg *3 50 mg/kg *4
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5.7.4
1

22

mg/kg/ CTD

Sprague Dawley

1 0*1 4*2 4*3 4

4

4.2.3.7.6.1

*1 20% HP-β-CD *2 % *3

5.R

5.R.1
40

FGFR FGF23 CYP27b1 CYP24a1
D Toxicol Pathol 2005; 33: 449-55 J Bone Miner Res 

2011; 26: 2486-97

J Toxicol 
Pathol 2016; 29: 49S-103S 42

7.R.3.3

5.R.2

42 6 8

*A
*A

*A
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40

FGFR Eur J Cancer B Oral 
Oncol 1996; 32B: 76-82 Cell Tissue Res 2011; 345: 265-73 J Biol Chem 2006; 281: 15694-700

7.R.3.5
7.R.3.6 7.R.3.7

7.R.3

6.
6.1

PK
23 BLC3001 EDI1006

3 mg 4 mg 5 mg
12 2 14 64

23

EDI1001 EDI1002 EDI1005 *1

1 5 mg EDI1001 GAC1001

3 4 5 mg
GAC1001 EDI1002 *2 EDI1003 *2

a HCC1001 BLC2001

3 4 5 mg

CAN2002 BLC3001
EDI1004 *3 EDI1006 *4 EDI1007 *2 EDI1008 NAP1001 *2

a BLC2002 HCC1001 BLC2001
a LUC2001

*1 14C *2 4 mg *3 5 mg *4 4 5 mg

LC-MS/MS 1.00
0.375 ng/mL
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6.1.1
6.1.1.1 CTD 5.3.1.1.2 EDI1006 2017 3 5

16 PK 16 PK
2 2 9 mg 43

44 30 28
Cmax AUCinf

90%CI 0.862 0.806, 0.921 0.936 0.889, 0.986
PK

6.1.2 PK pH
pH 1.0 7.4 0.19 10 mg/mL 1

9 mg 250 mL pH
PK

6.2
6.2.1
6.2.1.1 CTD 5.3.3.2.2 GAC1001 2013 8 2016 1

19 PK 19 PK
2 6 mg QD

2 3 10 12 mg QD 7 on/7 off

PK 24

24 PK
Cmax

ng/mL
tmax*

h
AUCτ

ng h/mL

2 mg QD
1 3 98.0 21.2 3.0 3.0, 6.0 1,770 388
8 3 283 37.4 4.1 4.0, 5.9 5,941 878

22 2 404 920 3.0 5.9 6,928 16,413

4 mg QD
1 3 162 52.5 2.0 1.0, 4.0 2,458 563
8 3 375 114 3.0 3.0, 4.1 7,383 2,537

22 3 524 181 5.9 4.0, 7.4 11,552 4,271

6 mg QD
1 3 398 97.3 2.9 1.9, 3.9 6,989 1,812
8 3 1,146 294 3.0 2.8, 3.9 22,790 6,622

22 2 1,090 1,660 1.0 3.9 20,797 31,458

10 mg QD
1 3 521 164 2.9 2.0, 3.9 8,935 1,935
7 3 1,567 506 3.0 2.0, 3.9 31,425 10,534

29 2 350 633 7.1 7.8 7,723 12,257

12 mg QD
1 7 701 451 2.8 1.0, 4.0 12,698 6,698
7 7 1.947 1,106 5.9 2.0, 23.9 40,280 21,049

29 4 652 277 6.0 4.1, 23.9 13,301 6,375
2 * ,

43 10 4
44 800 1,000 kcal 50%
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6.2.2
6.2.2.1 CTD 5.3.3.2.1-1 5.3.3.2.1-2 EDI1001 1 2 2012 6

2017 7
1 66 2 11 PK 66

11 PK

1 0.5 12 mg QD 2 3 10
12 mg QD 7 on/7 off

2 9 mg QD

1 2 PK 25
Cmax AUCτ 2.74 4.15 3.08 4.96

t1/2 42.4 73.9

25 PK
Cmax

ng/mL
tmax*1

h
AUCτ*2

ng h/mL

1

0.5 mg QD 1 3 24.4 8.11 1.00 0.50, 6.00 873 203
22 3 65.6 22.3 2.27 1.00, 4.07 1080 1087*3

2 mg QD 1 4 108 51.5 2.50 1.00, 4.07 4,394 1,964*4

22 4 377 247 2.58 1.92, 4.00 9,283 5,090*4

4 mg QD 1 7 182 77.1 1.75 0.95, 6.17 6,743 3,318*5

22 5 675 267 4.00 2.25, 7.00 7,421 19,610*3

6 mg QD 1 9 248 103 2.07 0.52, 24.00 8,361 3,250*6

22 8 818 352 2.55 2.00, 8.02 13,789 7,060*5

9 mg QD 1 9 431 177 2.07 2.00, 6.00 17,564 9,364*7

22 1 494 3.00
12 mg QD 1 7 745 246 1.22 0.50, 2.00 30,175 13,807

22 3 3,057 1,622 2.00 1.00, 8.25 64,085 43,539
10 mg QD 1 14 566 168 2.57 1.00, 6.00 10,058 3,136*8

7 13 1,792 624 3.00 0.92, 24.00 35,880 12,798
12 mg QD 1 13 912 473 2.08 1.00, 4.00 14,209 5,421

7 10 2,132 1,032 2.25 1.00, 6.00 41,339 20,781

2 9 mg QD 1 10 578 234 3.44 2.03, 8.00 10,069 2,559*6

22 6 2,018 744 2.65 2.00, 23.75 39,587 17,575*9

1 2 *1 , *2 1
AUC0-72h 7 22 AUC0-24h *3 2 *4 3 *5 6 *6 8 *7 7

*8 12 *9 5

6.2.2.2 CTD 4.2.2.4.3 5.3.3.1.1 EDI1005 2016 3 8
8 PK 8 45

14C 12 mg

2 384
18.7 68.7%

CYP2D6 EM46 PM 384 360

45 CYP2D6 EM PM 5 3
46 EM 5 1 4
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M6 O- 15.6 2.30% 9.96 1.93%
CYP2D6 EM46 PM 384 360

M6 22.6 24.0% 14.1 23.8%

6.2.2.3 CTD 5.3.3.1.1 EDI1007 2017 4 9
19 PK 19 47 CYP2C9 PK

4 mg

CYP2C9 CYP2C9*1/*1 12
CYP2C9 CYP2C9*1/*2 CYP2C9*1/*3 7 5 2

Cmax AUCinf 90%CI 1.01 0.797, 1.29 0.947
0.719, 1.25

6.2.3 CTD5.3.3.4.1 EDI1007 2017 4 9 5.3.3.4.2 NAP1001
2022 1 6 5.3.5.2.2 BLC2001 DDI 2021 2 2022 9

EDI1007 48 NAP1001 49 BLC2001 DDI
26 27

26 PK
*2

*2

90%CI
/

Cmax AUCinf

EDI1007*1 5
4 mg

CYP2C9
CYP3A

1 11
400 mg QD 16/17*3 1.21

0.999, 1.47
1.48

1.20, 1.82

CYP3A
P-gp

1 11
200 mg QD 17/17*4 1.05

0.867, 1.27
1.34

1.09 1.64

NAP1001 1 28
12 mg QD

CYP2C9
CYP3A

15 17
100 mg QD
18 20

200 mg QD
21 35
300 mg QD

13/13*5 0.654
0.608, 0.705

0.377
0.354, 0.403

*1 1 4 mg *2 EDI1007
CYP2C9*1/*1 CYP2C9*1/*2 *3 AUCinf 15/17 *4 AUCinf 16/17 *5 AUCinf

11/11

47 CYP2C9 PK
48 CYP2C9*1/*1 CYP2C9*1/*2 CYP2C9*1/*3

CYP2C9*1/*3

49 CYP2C9*1/*1 CYP2C9*1/*2
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27 PK

/ 90%CI
/

Cmax AUCinf

BLC2001
DDI 1

8 mg QD
CYP3A

2
13 2.5 mg QD 21/21*1 0.863

0.735, 1.01
0.821

0.708, 0.952

OCT2
1

14 1,000 mg QD 16/16*2 1.09
0.903, 1.31

1.14
0.932, 1.39

*1 AUCinf 17/17 *2 AUCinf 14/14

EDI1007
90%CI 1.09 0.922, 1.29

P-gp CYP3A OCT2

6.2.2.2 50 EDI1007

P-gp PK
P-gp

CYP3A OCT2

CYP2C9 3A 6.R.1 CYP2C9 CYP3A

6.2.4 PK CTD 5.3.3.3.1 EDI1008
2018 12 2020 12

Child-Pugh A Child-Pugh B Child-Pugh
C 26 8 8 8 2 PK 8

8 8 2 PK
6 mg

PK 28

50 in vitro
EDI1005 82.0% 360

384 87.4% 3 5.4%
94% 82.0% 360

384 87.4%
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28 PK  

 
  Cmax 

ng/mL  
AUCinf 

ng h/mL  

90%CI  
/  

Cmax AUCinf 
 8 0.752 0.151 54.9 10.8   
 8 0.711 0.133 51.7 7.82 0.961 0.834, 1.11  0.952 0.759, 1.20  
 8 0.677 0.172 57.7 28.6 1.01 0.869, 1.17  1.07 0.838, 1.36  

 2 0.735 1.19 82.6 130   
2  

 

 
 

 
 2 PK

6.2.2.2

 
 
6.2.5  

PK
 

 
 EDI1005

6.2.2.2  
 PPK eGFR CLcr CL

6.2.7  
 BLC3001 EDI1001 b BLC2002

BLC2001 8 9 mg
51 53

188 228 10
1.9 5.3 7.9 0% 54.7 39.9 41.2 60.0%

26.4 16.0 21.1 10.0% 73.6 69.1 74.1
70.0% 43.4 60.6 63.2 50.0%

 
 
6.2.6 QT/QTc  

EDI1001 ΔQTcI
ΔQTcI

 
51  eGFR mL/min/1.73m2 90 60 90 30 60 15 30
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9 mg QD Cmax 1,911 
ng/mL ΔQTcI 90%CI 10 ms  

QT/QTc
 

 
6.2.7 PPK  

GAC1001 CAN2002 BLC3001
EDI1001 EDI1002 EDI1003 EDI1005

BLC2002 HCC1001 LUC2001 BLC2001
PK 1,145 8,566 839 52

PPK NONMEM Version 
7.4.3 PK 1 3

 
CL F1

CYP2C9

CL F1
 

53

 
 
6.2.8  

FGFR
AUC Cmax Cmin Cancer Chemother Pharmacol 

2022; 89: 151-64
 

 

 
52  ,  

62 12, 92 70 34.8, 166 kg 722 423 28
1,117 National Cancer Institute-Organ Dysfunction Working Group 917 220

3 1 4 CLcr 414 422 301 8 eGFR
339 467 326 13 619
22 49 293

2 1 159
864 281 1,106 39

1,017 128 1,072 73
CYP2C9 PM 11 EM 259 IM 75 800  

53  PPK AUC 65 65 75 75
AUC 0.95 1.05

1.16 0.94 1.12 1.26 0.99  
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6.2.8.1
BLC3001 1 54

6 OS PFS
OS PFS

6.2.8.2
b BLC2002 BLC2001

BLC3001 54

Grade 2
Grade

Grade 2
Grade 2 Grade

6.2.9 PK
PK

GAC1001 EDI1001
PK

6.2.1.1 6.2.2.1
PPK CL F1

6.2.7

6.R

6.R.1 CYP2C9 CYP3A
CYP2C9 CYP3A

CYP2C9 CYP3A
EDI1007 CYP3A

P-gp AUC 1.34
6.2.3 P-gp PK
6.2.3 CYP3A AUC 1.34

54 PPK 6.2.7 PPK
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EDI1007
CYP2C9 CYP3A AUC

1.48 6.2.3 CYP3A4 CYP2C9
55 CYP2C9 AUC 1.48

 
EDI1001 6.2.2.1

8 mg/ 9 mg/
AUC 1.34 1.48 10 12 mg/

12 13.3 mg/ AUC
1 9 mg 9 mg/

CYP3A
CYP2C9

 
CYP2C9

CYP2C9
 

 
 CYP2C9 CYP3A  

NAP1001 CYP2C9
CYP3A AUC 0.377

6.2.3 CYP2C9 CYP3A
AUC 0.377

8 mg/ 9 mg/ 0.377 AUC

CYP2C9 CYP3A
 

CYP2C9 CYP3A
AUC

CYP2C9 CYP3A AUC
CYP2C9 CYP3A 9 mg

BLC2001
6 mg 56 CYP2C9

CYP3A
1 9 mg

 
 

55  CYP3A CYP2C9 in vitro EDI1005 34
66% 6.R.2  

56  BLC2001 6 mg 34.6%
8 mg 40.4%
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 PBPK 57

CYP3A AUC 0.74 0.89
 

 PBPK AUC
NAP1001

CYP2C9 CYP3A AUC 0.377
CYP3A

AUC 0.37 0.89  
 CYP2C9 CYP3A4 CYP2C9 CYP3A

CYP2C9 CYP3A4
Drug Metab Dispos 2019; 34: 325-33 CYP2C9

CYP3A  
 

CYP2C9
CYP2C9

 
 

 
CYP2C9 CYP3A CYP2C9 CYP3A

 
CYP2C9 CYP3A

1 9 mg

 
 CYP2C9 CYP3A

AUC  
 CYP2C9 CYP3A 9 mg

BLC2001 6 mg
6 mg 8 mg 7.R.5.1

CYP2C9 CYP3A
 

 
CYP2C9 CYP3A PBPK

CYP2C9 CYP3A

 
57  PBPK Simcyp version 16. CYP2C9 PK

6.R.2 Simcyp
Simcyp Simcyp

CYP3A4 CYP2C9  
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6.R.2 CYP2C9 PK
CYP2C9 PK

CYP2C9 4.3.1 CYP2C9
6.2.3 PBPK CYP2C9 PK

PBPK Simcyp version 16.1 the advanced dissolution, 
absorption and metabolism ADAM minimal PBPK

CYP3A CYP2C9 in vitro 4.3.1 EDI1005
6.2.2.2 34 66% CYP3A

Simcyp
Clin 

Pharmacokinet 2016; 55: 735 J Clin Pharmacol 2011; 51: 561-74 Simcyp
CYP2C9 Clin Pharmacol Ther. 2009; 86: 

54-61
CYP2C9 PK PBPK

EDI1001 PBPK

Cmax AUCinf EDI1007
1.21 1.49 1.04 1.34 PBPK

1.04 1.65 1.02 1.18

Clin Pharmacol Ther 1994; 55: 481-5 Anesth 
Analg 1996; 82: 511-6 PBPK

Drug Met Dispos 1996; 24: 422 PBPK

CYP2C9 Pharmacogenetics 
2002; 12: 101-9 PBPK

PBPK 9 mg QD
CYP2C9 CYP2C9*1/*1 CYP2C9 CYP2C9*2/*2

*2/*3 *3/*3 Cmax AUC
29
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29 CYP2C9 PK  

 CYP2C9  
* 

Cmax AUC 

 
 

CYP2C9*2/*2 1.14 1.14 
CYP2C9*2/*3 1.25 1.26 
CYP2C9*3/*3 1.47 1.51 

 
 

CYP2C9*2/*2 1.30 1.32 
CYP2C9*2/*3 1.44 1.46 
CYP2C9*3/*3 1.73 1.79 

* CYP2C9*1/*1 CYP2C9*2/*2 *2/*3 *3/*3  
 

CYP2C9 CYP2C9*1/*2 *1/*3 *2/*2 *2/*3 *3/*3

 
EDI1007 CYP2C9 CYP2C9*1/*1

CYP2C9*1/*2 *1/*3 6.2.2.3
PBPK CYP2C9*1/*2 *1/*3 *2/*2 *2/*3

 
CYP2C9*3/*3 PBPK

CYP2C9*3/*3

CYP2C9*3/*3 0.4 3%
Mayo Clin Proc 2009; 84: 1079-94 CYP2C9

PBPK
 

 
 

CYP2C9*1/*2 *1/*3 *2/*2 *2/*3

 
CYP2C9*3/*3 PBPK CYP2C9

CYP2C9*3/*3 1.51
CYP2C9*3/*3

PBPK
 

 CYP2C9*3/*3 8 mg/ AUC CYP2C9

12 mg/ AUC
12 mg/ 7.1.1.1

CYP2C9*3/*3 8 mg/
 

 CYP2C9*3/*3 0.04%
Xenobio Metabol and Dispos 2001; 16: 69-74  
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CYP2C9 PK PBPK
CYP2C9

 
 

6.R.3 P-gp  
P-gp  

in vitro P-gp 4.5.3 PBPK 58

P-gp PK  
PBPK 9 mg QD 0.5 mg

Cmax AUC 1.45 1.18
P-gp Ki Ki 1/30

Cmax AUC 1.70 1.31
P-gp P-gp

 
 

 
P-gp P-gp

PK PBPK
P-gp

P-gp
PK P-gp

 
 

 
58  PBPK Simcyp version 16.1 CYP2C9 PK

6.R.2
Simcyp P-gp Ki in vitro 4.5.3 0.027 μmol/L
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7.
30

30

GAC1001 19
2 4 6 mg QD

10 12 mg
QD 7 on/7 off PK

BLC3001

FGFR

1
PD-1/PD-L1

2
PD-1/PD-L1

1
266
136
130

2
351
175
176

8 mg*1 QD

DTX 75 mg/m2 vinflunine
320 mg/m2

Q3W
Pembro 200 mg Q3W

EDI1001

187
66
11
46
64

0.5 2 4 6 9 12 mg
QD 10

12 mg QD 7 on/7 off
6 9 mg QD

9 mg QD
10 mg*2 QD 7 on/7 off

PK

BLC2001
FGFR

212
33
78
101

10 mg*2 QD 7 on/7 off
6 mg*3 QD
8 mg*4 QD

CAN2002

FGFR

Broad Panel
12

FGFR1 FGFR2 FGFR3
FGFR4

FGFR
Exploratory

12 Broad Panel

FGFR

12

6 18

217*5

53
35
3

15
8 mg*1 QD

12 15
5 mg*6 QD

EDI1002 8 10 mg 13C
100 μg PK

EDI1003 12 10 mg 13C
100 μg PK

EDI1004 12 10 mg PK

EDI1005 8 14C 12 mg PK

EDI1006 16 9 mg PK
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EDI1007 
  54 

4 mg

 
PK 

EDI1008 
  26 6 mg  PK 

NAP1001 
  15 12 mg

 PK 

HCC1001 
 a  

53 
1 21 
2 32 

1  
8 mg QD
8 10 12 mg QD 7 

on/7 off 
2  

8 mg QD
10 mg QD 7 on/7 off 

 
 
 

BLC2002 
 

b

FGFR
 

b  
cetrelimab

 
cetrelimab /

 
 

CDDP
 

b  
 

36 
4 
3 

 12 
 11 

6 
 
 

89 
44 
45 

 6 mg QD
cetrelimab 240 mg Q2W

*7 
 8 mg QD

*8 cetrelimab 
240 mg Q2W

*7 
 8 mg QD
cetrelimab  360 mg

Q2W CDDP 
50 mg/m2 CBDCA AUC 
4 mg min/mL Q3W

*7*9 
 8 mg*8 QD  

 
 
 

BLC2001
 

DDI
 

FGFR
 25 8 mg*4

QD  PK 

LUC2001 
 a FGFR RET

 35 10 mg*2 QD 7 on/7 off
8 mg*4 QD *10 

 
 

*1 14 8.99 mg/dL 9 mg *2 21
5.5 mg/dL 12 mg *3 28 1 2 1 5.5 mg/dL

8 mg *4 14 5.5 mg/dL 9 mg *5
2 *6 21 1 14 8.99 mg/dL 6 mg

2 7 8.99 mg/dL 6 mg 8 mg *7 28 1
1 1 2 1 cetrelimab

3 2020 6 26 4 5
cetrelimab  480 mg Q4W *8 15

8.99 mg/dL 9 mg *9 21 1 CDDP CBDCA 4
*10 10 mg QD 7 on/7 off 1 2016 9 18

8 mg QD  
 

7.2
PK 6.1 6.2
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7.1  
7.1.1  
7.1.1.1 CTD 5.3.3.2.2 GAC1001 2013 8 2016 1  

1 3 6 2 30
PK 3

1 RP2D 2
1 2

59  
1 21 1 2 4 6 mg QD

28 1 10 12 mg QD 7 on/7 off
 

1 19 2 6 mg 10 mg 3 12 mg
7 28

DLT DLT 1 12 mg 60 18 2
6 mg 10 mg 3 12 mg 6 DLT  

12 mg 1/6 Grade 2 DLT  
30  

RP2D 10 mg QD 7 on/7 off 12 mg  
 
7.1.2  
7.1.2.1 CTD 5.3.5.1.1 BLC3001 1 2018 8

2023 1 15  
PD-1/PD-L1 61 FGFR 62

280 63 DTX vinflunine
64

23 121  

 

 
59  2 FGFR FGFR

 
60  DLT  
61  1 2 12

1  
62  FGFR FGFR2-BICC1 FGFR2-CASP7 FGFR3-TACC3 FGFR3-BAIAP2L1 FGFR3

R248C S249C G370C Y373C
Clinical Laboratory Improvement Amendments

 
63  OS 0.65 1 1

0.05 85% 208
280  

64  vinflunine DTX  
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8 mg QD 14 8.99 mg/dL
9 mg

DTX 75 mg/m2 vinflunine 320 mg/m2 Q3W

266 136 130 ITT
14 13 ITT

19 1 18 247 135
112 14 13

OS 1
50% OS 104

65% 136 5 2021
3 25

5 2021 3 25
Lan-DeMets O’Brien-Fleming

α
OS 2023 1 15 65 Kaplan-Meier

31 2

65 136 OS
1 2 2023 1 15

155 OS
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31 OS ITT 2023 1 15  
   

 136 130 
%  77 56.6  78 60.0  

95%CI  12.1 10.3, 16.4  7.8 6.5, 11.1  
95%CI *1 0.64 0.47, 0.88 *2 

p *3 0.0050 
*1 ECOG PS 0 1 2 EU

Cox Cox
*2 98.1%CI 0.44, 0.93 *3 log-rank Cox
log-rank log-

rank 0.019 
 

 
2 OS Kaplan-Meier ITT 2023 1 15  

 
30 17/135 12.6%

11/112 9.8% 1
10 4 2

1
2 1

1 66 2
1 1

 
 

 
66  60 15
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7.1.2.2 CTD 5.3.5.1.2 BLC3001 2 2018 4
2023 1 15

PD-1/PD-L1 67 FGFR 62

350 68 Pembro
24 168

8 mg QD 14 8.99 mg/dL
9 mg

Pembro Pembro 200 mg Q3W

351 175 Pembro 176 ITT
11 Pembro 10 ITT

5 2 Pembro 3 346 173
Pembro 173 11 Pembro 9

OS 1
50% 132

65% 172 5 2021
3 25 Lan-DeMets O’Brien-
Fleming α

OS 2023 1 15 Kaplan-Meier
32 3 Pembro

67 PD-1/PD-L1 1
12 1

68 OS 0.69 1 1
0.05 85% 264

350
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32 OS ITT 2023 1 15  
  Pembro  

 175 176 
%  136 77.7  121 68.8  

95%CI  10.9 9.2, 12.6  11.1 9.7, 13.6  
95%CI *1 1.18 0.92, 1.51  

p *2 0.1819 
*1 ECOG PS 0 1 2 Cox *2 log-rank Cox

0.046 
 

 
3 OS Kaplan-Meier ITT 2023 1 15  

 
30 23/173 13.3%

Pembro 26/173 15.0% 1
18 Pembro 15

1 Pembro COVID-19

1 Pembro 1
1  
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7.1.3  
7.1.3.1 CTD 5.3.3.2.1-1 5.3.3.2.1-2 EDI1001 2012 6 2017 7  

69 1 3 6 2
10 20 3 SQ-NSCLC 30 SCLC 30 30 30

4 SQ-NSCLC 15 NSQ-NSCLC 15 15
PK

32  

2 4
 

1  
 0.5 2 4 6 9 12 mg QD 10 12 mg QD 7 on/7 

off 
2  

 6 9 mg QD  
3  

 9 mg QD  
4  

 10 mg QD 7 on/7 off 21 5.5 mg/dL 12 mg
 

187 1 0.5 mg 3 2 mg 4 4 mg
7 6 mg 9 9 mg 9 12 mg 7 10 mg 14

12 mg 13 2 6 mg 1 9 mg 10 3 SQ-NSCLC
5 15 26 4 NSCLC 12
52  

1 DLT 21 28
DLT 12 mg 1/7 Grade 3 ALT 12 mg

1/13 Grade 3 ALT AST DLT
RP2D 9 mg QD 10 mg QD7 on/7 off  

1 4 30 0.5 4 mg 2/14
14.3% 9 mg 10/65 15.4% 10 mg 12/78 15.4% 12 mg
2/13 15.4% 6 mg 12 mg

 
69  1 2 3 4

 
1  
2 KRAS FGFR FGFR FGFR FGFR

 
3 2 SQ-NSCLC SCLC

 
4 FGFR FGFR NSCLC
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0.5 4 mg 1 9 mg 8 10 mg 6 12 mg
2 0.5 4 mg 1 9 mg

1 10 mg
1 10 mg 1

 
 
7.1.3.2 CTD 5.3.5.2.1-1 3 BLC2001 2015 5 2021 7  

FGFR 70 71 180 72

73 87  
28 1

2 1
10 mg 6 mg 20

1 EDI1001
DRC 10 mg 6 mg

8 mg 3 2016 8 9
2 8 mg 40

 
 10 mg 10 mg QD 7 on/7 off 21 5.5 mg/dL

12 mg  
 6 mg 6 mg QD 2 1 5.5 mg/dL

8 mg  
 8 mg 8 mg QD 14 5.5 mg/dL

9 mg  
 

212 10 mg 33 6 mg 78 74 8 mg 101
 

 
70  FGFR FGFR2-BICC1 FGFR2-CASP7 FGFR3-TACC3 FGFR3-BAIAP2L1 FGFR3

R248C S249C G370C Y373C
 

71  GFR 60 mL/min/1.73m2 NCI-CTCAE v4.0 Grade 
2 CDDP  

72  10 mg 6 mg 165 1
8 mg 3 2016 8 9

8 mg 25% 42% 2.5%
85% 88 100 10 mg

6 mg 10 mg 30 6 mg 50
180 8 mg 80  

73  1 10 mg 6 mg 1
 

74  6 mg 50 1 3 2016
8 9 6 mg
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8 mg RECIST ver.1.1
25%75 8 mg

6 8 mg 99 76

8 mg RECIST ver.1.1
33 95%CI

25% 2018 3 15

33
RECIST ver.1.1 8 mg 2018 3 15

%
8 mg

99
CR 3 3.0
PR 37 37.4
SD 39 39.4
PD 18 18.2
NE 2 2.0
CR PR

95%CI* % 40 40.4 30.7, 50.1

*

30 10 mg 6/33 18.2%
6 mg 18/78 23.1% 8 mg 10/101 9.9%

10 mg 6 6 mg 17 8 mg 8 6 mg
1 8 mg 1

7.2
7.2.1

9 EDI1002 EDI1003 EDI1004 EDI1005 EDI1006
EDI1007 EDI1008 NAP1001 BLC2001 DDI 30

30 2 BLC2001 DDI
2/25 8.0%

7.2.2
7.2.2.1 CTD 5.3.5.2.4 CAN2002 2019 12 2022 8

30 Broad Panel 37/21577 17.2%
Exploratory 8/53 15.1% 3/35 8.6%

Broad Panel 3 Exploratory
1 1 Broad Panel 31

75 NCCN ver.2.2014
10 20% J Clin 

Oncol 1997; 15: 1853-7 Eur J Cancer 1998; 34: 1208-12
76 8 mg 101 2 2018 3 15

77 18 8 9 mg
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Exploratory 7 1 Broad Panel
COVID-19 1 Exploratory 1

1
5  

 
7.2.3  
7.2.3.1 a CTD 5.3.3.2.3 HCC1001 2015 6 2019 5  

30 10 mg 2/16 12.5%
8 mg 8 mg 12 mg 1

1  
 
7.2.3.2 b CTD 5.3.5.2.3 BLC2002 2018 5 2022 9  

b 30 6 mg cetrelimab
2/4 50.0% cetrelimab CDDP

1/3 33.3%
6 mg cetrelimab 1 cetrelimab

CDDP 1
 

30 7/43
16.3% cetrelimab 5/44 11.4%

4 cetrelimab 2 COVID-
19 1 cetrelimab
1  
 
7.2.3.3 a CTD 5.3.5.2.5 LUC2001 2016 8 2021 11  

30 8 mg 2/31 6.5%
10 mg 1 1

 
 
7.R  
7.R.1  

PD-
1/PD-L1 FGFR

BLC3001 1
PD-1/PD-L1 FGFR

BLC3001 2 Pembro
PD-1/PD-L1

19 9 28 0928010
3 12 10
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30 6 12 0612 1
BLC3001 1

7.R.2
PD-1/PD-L1 FGFR

7.R.2.1
BLC3001 1

BLC3001 1 PD-1/PD-L1
FGFR

NCCN ver.5.2017 EAU 2017 DTX78

vinflunine 79 BLC3001 1
DTX vinflunine

7.R.2.2

7.R.2.2
BLC3001 1 OS

7.1.2.1
DTX vinflunine

OS 34

34 OS
ITT 2023 1 15

%
95%CI

95%CI *

DTX
98 49 50.0 12.2 10.2, 19.4 0.65 0.43, 0.9882 44 53.7 8.7 6.1, 13.6

vinflunine
38 28 73.7 11.6 8.8, 16.4

0.65 0.39, 1.0948 34 70.8 7.6 4.0, 10.4
* Cox

BLC3001 1 FGFR

FGFR EDI1001 FGFR

FGFR FGFR3 S249C Y373C R248C G370C

78 CDDP DTX J Clin 
Oncol 1997; 15: 1853-7

79 best supportive care
vinflunine J Clin Oncol 2009; 27: 4454-61
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FGFR FGFR3-TACC3 FGFR3-BAIAP2L1 FGFR2-CASP7 FGFR2-BICC1

FGFR FGFR FGFR

OS 35

35 FGFR OS *1

ITT 2023 1 15

FGFR %
95%CI

95%CI *2

108 63 58.3 10.9 10.1, 15.7 0.67 0.47, 0.95107 60 56.1 7.7 6.5, 11.1
25 13 52.0 16.4 8.9, 0.49 0.23, 1.0319 15 78.9 8.0 3.4, 13.2

*1 2 3
1 *2 Cox

OS Kaplan-Meier 36 4

36 OS ITT 2023 1 15

14 13
% 6 42.9 8 61.5

95%CI 25.4 10.1, 12.4 4.4,
95%CI * 0.23 0.06, 0.88

* Cox

4 OS Kaplan-Meier 2023 1 15

PD-1/PD-L1 FGFR
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BLC3001 1 OS

BLC3001 1

7.R.3 7.3

7.R.3.1
BLC3001 1 2

BLC3001 1 2 37

37 BLC3001
%

1 2

135 112 173
Pembro

173
133 98.5 109 97.3 173 100 167 96.5

Grade 3 86 63.7 72 64.3 112 64.7 88 50.9
6 4.4 7 6.3 5 2.9 12 6.9

56 41.5 47 42.0 69 39.9 80 46.2
19 14.1 20 17.9 33 19.1 19 11.0
97 71.9 35 31.3 125 72.3 57 32.9
93 68.9 27 24.1 98 56.6 0

BLC3001 1
38 2%
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38
BLC3001 1

PT
MedDRA ver.24.1

%

135 112
Grade *1

108 80.0 0
84 62.2 19 17.0
65 48.1 14 12.5
53 39.3 4 3.6
41 30.4 1 0.9

ALT 37 27.4 4 3.6
37 27.4 8 7.1
31 23.0 5 4.5
31 23.0 1 0.9
30 22.2 3 2.7

AST 29 21.5 3 2.7
28 20.7 2 1.8
24 17.8 2 1.8
23 17.0 2 1.8
19 14.1 2 1.8
16 11.9 0

Grade 3 *2

13 9.6 0
11 8.1 2 1.8
10 7.4 2 1.8
8 5.9 0
7 5.2 0

*3

6 4.4 2 1.8
5 3.7 1 0.9
3 2.2 0

*2

22 16.3 1 0.9
20 14.8 1 0.9
12 8.9 1 0.9
11 8.1 0
10 7.4 0
9 6.7 0

AST 8 5.9 0
ALT 7 5.2 0

*2

21 15.6 1 0.9
16 11.9 1 0.9
14 10.4 0
11 8.1 0

*1 10% *2 5%
*3 2%

BLC3001 2 Pembro
39 Pembro 2%
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39 Pembro  
BLC3001 2  

PT 
MedDRA ver.24.1  

%  
 Pembro  

173  173  
Grade *1   

 134 77.5  2 1.2  
  92 53.2  24 13.9  

  82 47.4  6 3.5  
  63 36.4  8 4.6  
  59 34.1  21 12.1  
  43 24.9  9 5.2  
  42 24.3  1 0.6  

  42 24.3  0 
  38 22.0  0 

  31 17.9  1 0.6  
  29 16.8  0 

  28 16.2  7 4.0  
  24 13.9  4 2.3  

  22 12.7  2 1.2  
  20 11.6  0 

  19 11.0  1 0.6  
Grade 3 *2   

 16 9.2  0 
 16 9.2  0 

 14 8.1  1 0.6  
 10 5.8  0 

*3   
   6 3.5 *4 1 0.6 *4 

*3   
  5 2.9  0 

*2   
  24 13.9  0 

 15 8.7  0 
 15 8.7  0 

 12 6.9  0 
 11 6.4  0 

*2   
  20 11.6  0 

  18 10.4  0 
 14 8.1  0 

 10 5.8  0 
*1 10% *2 5%
*3 2% *4  

 
 

BLC3001 1 2 Pembro
Grade Grade 3
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7.R.3.2
BLC3001 1 2

BLC3001 1 2
40

40 BLC3001
%

1 2

14 121 11 162
14 100 119 98.3 11 100 162 100

Grade 3 8 57.1 78 64.5 5 45.5 107 66.0
0 6 5.0 0 5 3.1

6 42.9 50 41.3 5 45.5 64 39.5
0 19 15.7 2 18.2 31 19.1

12 85.7 85 70.2 8 72.7 117 72.2
12 85.7 81 66.9 8 72.7 90 55.6

BLC3001 1
41

41
BLC3001 1

PT
MedDRA ver.24.1

%

14 121
Grade *1

10 71.4 55 45.5
10 71.4 27 22.3
10 71.4 18 14.9
6 42.9 14 11.6
6 42.9 10 8.3
5 35.7 19 15.7
4 28.6 1 0.8

Grade 3 *2

2 14.3 2 1.7
*2

2 14.3 0
*2

5 35.7 4 3.3
3 21.4 1 0.8
2 14.3 9 7.4
2 14.3 2 1.7
2 14.3 2 1.7
2 14.3 0

*2

4 28.6 7 5.8
2 14.3 4 3.3
2 14.3 1 0.8
2 14.3 0

*1 20% *2 5%
2
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BLC3001 2
42

5% 2 Grade 3

42
BLC3001 2

PT
MedDRA ver.24.1

%

11 162
Grade *1

8 72.7 84 51.9
7 63.6 35 21.6
6 54.5 53 32.7
6 54.5 23 14.2
3 27.3 1 0.6

*2

3 27.3 9 5.6
2 18.2 3 1.9
2 18.2 0

*2

2 18.2 18 11.1
2 18.2 6 3.7

*1 20% *2 5%
2

BLC3001 1
2

1 2
1

146.0 5 1162 287.5 25 903 2 140.0 4 1322
85.0 23 617

BLC3001

BLC3001

BLC3001
FGFR

7.R.3.3
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MedDRA PT
BLC3001 3 1 1

3 1 14 4 1

BLC3001 1 2 43 44
BLC3001 1 2 Pembro

15 11 140 16
8 337 61.5 54 69

43 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173

Grade Grade 3 Grade Grade 3 Grade Grade 3 Grade Grade 3

* 108 80.0 7 5.2 0 0 134 77.5 1 0.6 2 1.2 0
108 80.0 7 5.2 0 0 134 77.5 1 0.6 2 1.2 0

2 1.5 0 0 0 1 0.6 0 0 0
*

44 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173
0 0 0 0
0 0 0 0
0 0 0 0

10 7.4 0 4 2.3 0
6 4.4 0 5 2.9 0

BLC3001 1 2
80 1 11.9% 16/135 2 8.1% 14/173

1 2
9 7 7 4 2 3 1 0

0 1 1
1 2 1 BLC3001

1 2 81 1
1

80

81 7 mg/dL 1 7 mg/dL
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45

45

PT Grade

289
6 15 6
2 34

6 12

6 31
80

7
7 243
7 122
4 40

5 2
7 28
1 21

BLC3001
FGFR

FGFR

7.R.3.4

MedDRA PT

FGFR BLC3001
3

BLC3001 1 2 46 47
BLC3001 1 2

44 16 232 45 5 274
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46 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173

Grade Grade 3 Grade Grade 3 Grade Grade 3 Grade Grade 3

* 23 17.0 3 2.2 0 0 39 22.5 2 1.2 0 0
8 5.9 0 0 0 12 6.9 0 0 0
7 5.2 2 1.5 0 0 9 5.2 2 1.2 0 0
5 3.7 0 0 0 3 1.7 0 0 0
2 1.5 0 0 0 5 2.9 0 0 0
2 1.5 0 0 0 0 0 0 0
1 0.7 1 0.7 0 0 1 0.6 0 0 0

0 0 0 0 4 2.3 0 0 0
0 0 0 0 3 1.7 0 0 0
0 0 0 0 1 0.6 0 0 0
0 0 0 0 1 0.6 0 0 0
0 0 0 0 1 0.6 0 0 0
0 0 0 0 1 0.6 0 0 0

*

47 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173
0 0 0 0

2 1.5 0 3 1.7 0
2 1.5 0 2 1.2 0

0 0 1 0.6 0
2 1.5 0 3 1.7 0
2 1.5 0 2 1.2 0

0 0 1 0.6 0
1 0.7 0 7 4.0 0
7 5.2 0 18 10.4 0

15 11.1 0 25 14.5 0

BLC3001
48

48 BLC3001

PT* Grade

6 3 111 29
6 3 64 21
7 3 45
7 1 125 42

6 2 49 23
2 78 98

* MedDRA ver.24.1
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FGFR FGFR

7.R.3.5

MedDRA PT

BLC3001
7.R.3.4

BLC3001 1 2 49 50
BLC3001 1 2

Pembro 46 1 306
103 35 176 46 2 444 79 2 670

49 1% BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173

Grade Grade 3 Grade Grade 3 Grade Grade 3 Grade Grade 3

* 57 42.2 3 2.2 6 5.4 0 66 38.2 3 1.7 9 5.2 0
23 17.0 0 2 1.8 0 22 12.7 1 0.6 2 1.2 0
13 9.6 0 0 0 17 9.8 0 3 1.7 0
12 8.9 0 0 0 10 5.8 0 1 0.6 0
11 8.1 0 1 0.9 0 17 9.8 0 0 0
8 5.9 1 0.7 1 0.9 0 9 5.2 0 1 0.6 0
8 5.9 0 1 0.9 0 7 4.0 2 1.2 0 0
6 4.4 1 0.7 1 0.9 0 7 4.0 0 1 0.6 0
6 4.4 0 0 0 6 3.5 0 1 0.6 0
4 3.0 0 1 0.9 0 8 4.6 0 1 0.6 0
4 3.0 0 1 0.9 0 4 2.3 0 0 0
3 2.2 0 0 0 0 0 0 0
2 1.5 0 0 0 1 0.6 0 0 0
2 1.5 0 0 0 1 0.6 0 0 0

*
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50 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173
0 0 0 0

1 0.7 0 2 1.2 0
1 0.7 0 0 0

0 0 2 1.2 0
1 0.7 0 1 0.6 0
1 0.7 0 0 0

0 0 1 0.6 0
2 1.5 0 4 2.3 0
8 5.9 0 15 8.7 0
6 4.4 0 11 6.4 0

51

51

PT*1 Grade

BLC3001
3 3 573 52
6 3 71 90

BLC2001

5 3 542 16

8
3 79 25
3 79 25

5 3 112 15
7 3 60 26
6 3 351 21

3
3 391 7 *2

3 422 11 *2

8 3 193 30
BLC2002 8 3 258 35
BLC2003 7 3 252

CAN2002

5 4 610 43
5 3 92 16
4 3 64 15
6 3 173 36
4 3 106 26
7 3 94 *2

HCC1001 6 3 694 1 *2

3 719 1 *2

*1 MedDRA ver.24.1 BLC3001 BLC2002 CAN2002 MedDRA ver.24.0 BLC2001 MedDRA
ver.27.0 BLC2003 MedDRA ver.21.0 HCC1001 *2

5.R.2
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7.R.3.6

MedDRA PT

BLC3001 1 2 53 54
BLC3001 1 2

Pembro 59 2 211
76.5 43 114 59 10 617 377 20 679

53 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173

Grade Grade 3 Grade Grade 3 Grade Grade 3 Grade Grade 3

* 90 66.7 15 11.1 6 5.4 0 102 59.0 24 13.9 5 2.9 0
31 23.0 8 5.9 1 0.9 0 42 24.3 10 5.8 0 0
28 20.7 2 1.5 2 1.8 0 15 8.7 4 2.3 0 0
24 17.8 1 0.7 2 1.8 0 29 16.8 4 2.3 0 0
19 14.1 2 1.5 2 1.8 0 11 6.4 1 0.6 2 1.2 0
16 11.9 1 0.7 0 0 12 6.9 0 3 1.7 0
11 8.1 3 2.2 0 0 20 11.6 3 1.7 0 0
7 5.2 1 0.7 1 0.9 0 1 0.6 0 0 0
6 4.4 0 0 0 7 4.0 2 1.2 0 0
2 1.5 1 0.7 0 0 7 4.0 2 1.2 0 0
2 1.5 0 0 0 0 0 0 0

0 0 0 0 1 0.6 0 0 0
*
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54 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173
0 0 0 0
0 0 2 1.2 0
0 0 1 0.6 0
0 0 1 0.6 0
0 0 2 1.2 0
0 0 1 0.6 0
0 0 1 0.6 0

4 3.0 0 4 2.3 0
27 20.0 0 39 22.5 0
35 25.9 0 35 20.2 0

55
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55

PT* Grade

BLC3001
6 3 140 7
6 3 99 11

CAN2002 5 3 135 10

5 37

70
2

2

7

3
3

8

4 3 109

2
2

6 3
8 61

3

1 140
3

61

7 3 64
6 46

212
3

6 2 206
* MedDRA ver.24.1 BLC3001 CAN2002

Grade 3
5.R.2
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7.R.3.7

MedDRA PT

BLC3001 1 2 56 57
BLC3001 1 2

Pembro 49 3
231 22 1 193 43 2 463 49 1 1514

56 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173

Grade Grade 3 Grade Grade 3 Grade Grade 3 Grade Grade 3

* 74 54.8 16 11.9 14 12.5 0 94 54.3 20 11.6 28 16.2 2 1.2
41 30.4 13 9.6 1 0.9 0 38 22.0 16 9.2 0 0
31 23.0 2 1.5 5 4.5 0 43 24.9 3 1.7 9 5.2 0
7 5.2 0 4 3.6 0 6 3.5 0 14 8.1 1 0.6
4 3.0 0 1 0.9 0 6 3.5 2 1.2 2 1.2 0
4 3.0 0 0 0 2 1.2 0 0 0
3 2.2 0 1 0.9 0 9 5.2 0 0 0
2 1.5 1 0.7 0 0 4 2.3 0 1 0.6 0
2 1.5 0 1 0.9 0 6 3.5 1 0.6 0 0
2 1.5 0 1 0.9 0 0 0 3 1.7 0
2 1.5 0 0 0 7 4.0 0 0 0
1 0.7 0 0 0 9 5.2 0 0 0
1 0.7 0 0 0 1 0.6 0 0 0

0 0 0 0 2 1.2 0 0 0
0 0 0 0 1 0.6 0 0 0
0 0 0 0 1 0.6 0 0 0
0 0 0 0 0 0 1 0.6 1 0.6
0 0 0 0 0 0 1 0.6 0

*
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57 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173
0 0 0 0

1 0.7 0 1 0.6 2 1.2
1 0.7 0 0 0

0 0 1 0.6 0
0 0 0 1 0.6
0 0 0 1 0.6

1 0.7 0 1 0.6 2 1.2
1 0.7 0 0 0

0 0 1 0.6 0
0 0 0 1 0.6
0 0 0 1 0.6

1 0.7 0 3 1.7 1 0.6
26 19.3 1 0.9 25 14.5 2 1.2
20 14.8 2 1.8 22 12.7 0

58

58

PT* Grade

BLC3001
6 2 80 9
6 3 69 2

BLC2002
6 3 377 10

8 1 6
CAN2002 7 2 127 157
LUC2001 6 3 43 34

5
3

7
6 56

7

3
3

2
6 31

7 64
64

3
3

* MedDRA ver.24.1 BLC3001 BLC2002 CAN2002 MedDRA ver.23.0 LUC2001

BLC3001 Grade 3
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BLC3001

5.R.2

7.R.3.8

MedDRA SMQ
BLC3001 1 2 59 60

BLC3001 1 2
Pembro 43

1 463 21 1 75 41.5 7 567 59 11 614

59 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173

Grade Grade 3 Grade Grade 3 Grade Grade 3 Grade Grade 3

* 33 24.4 5 3.7 11 9.8 1 0.9 44 25.4 8 4.6 29 16.8 7 4.0
19 14.1 0 7 6.3 0 27 15.6 0 13 7.5 1 0.6
9 6.7 3 2.2 2 1.8 1 0.9 8 4.6 4 2.3 9 5.2 3 1.7
4 3.0 1 0.7 0 0 7 4.0 1 0.6 7 4.0 2 1.2
3 2.2 1 0.7 1 0.9 0 7 4.0 3 1.7 5 2.9 2 1.2
1 0.7 0 3 2.7 0 0 0 0 0
1 0.7 0 0 0 1 0.6 0 0 0

0 0 1 0.9 0 0 0 1 0.6 0
0 0 0 0 2 1.2 1 0.6 0 0
0 0 0 0 1 0.6 1 0.6 1 0.6 0
0 0 0 0 1 0.6 0 0 0
0 0 0 0 1 0.6 0 0 0
0 0 0 0 0 0 1 0.6 0

*
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60 BLC3001

PT
MedDRA ver.24.1

%
1 2

135 112 173
Pembro

173
1 0.7 0 0 1 0.6
1 0.7 0 0 0

0 0 0 1 0.6
0 0 0 0

5 3.7 0 9 5.2 10 5.8
3 2.2 0 6 3.5 6 3.5
2 1.5 0 2 1.2 2 1.2
1 0.7 0 0 1 0.6

0 0 1 0.6 0
0 0 0 1 0.6

1 0.7 0 1 0.6 4 2.3
1 0.7 0 0 1 0.6

0 0 1 0.6 3 1.7
1 0.7 0 1 0.6 3 1.7
8 5.9 0 9 5.2 8 4.6
1 0.7 1 0.9 4 2.3 0

61
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61

PT* Grade

BLC3001
6

2 23 22

2 77 4

7 3 617
BLC2001

DDI 7
3 23 3

3 23 3

BLC2002 7 2 84 7

BLC2003 8 3 61 10
CAN2002 4 3 85

6 12

5

7

7 13

6

8 181

80

7

8 13
8

* MedDRA ver.24.1 BLC3001 BLC2001 DDI BLC2002 CAN2002 MedDRA
ver.27.0 BLC2003

BLC3001 1
FGFR
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7.R.4  
FGFR3

 
  
 PD-1/PD-L1  
 

 
  
 FGFR3

 
 

7.R.2 7.R.3

FGFR3

 
  
 PD-1/PD-L1  
  
 FGFR3

 
 
7.R.4.1  

 
 

 NCCN v.4.2024  
 FGFR3 PD-1/PD-L1

Prefferd regimen Category 2A82  
 FGFR3

Alternative prefferd regimen Category 2A  
 NCI-PDQ 2024 5 17  

 
 

 EAU 2024  
 FGFR3

 
 

82  NCCN
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FGFR3 EV/Pembro
EV

PD-1/PD-L1 FGFR

BLC3001 1 FGFR3 R248C S249C G370C Y373C
FGFR3-TACC3

7.R.2 7.R.3 PD-1/PD-L1 FGFR3

BLC3001 1 FGFR 62 FGFR2-BICC1

FGFR2-CASP7 FGFR3-BAIAP2L1 BLC2001
FGFR2-BICC1 FGFR2-CASP7 FGFR3-BAIAP2L1 5

9 6 FGFR2-BICC1 1 PR 83

FGFR2-BICC1 FGFR2-CASP7 FGFR3-BAIAP2L1

2019 4 FGFR3

FGFR2 BLC3001
2024 1 FGFR2

FGFR3 1.2
PD-1/PD-L1 PD-1/PD-L1 FGFR

BLC3001 2
OS PD-1/PD-L1 Pembro

7.1.2.2 PD-1/PD-L1 PD-
1/PD-L1

BLC3001 1

FGFR3

PD-1/PD-L1

83 PR BICR PD
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PD-1/PD-L1
EV EV

 
 

 
PD-1/PD-L1

BLC3001 2
PD-1/PD-L1 PD-

1/PD-L1  
 

FGFR3

 
  
 PD-1/PD-L1  
  

 

 
 

7.R.4.2 FGFR3  
FGFR3

 
BLC3001 1 Qiagen therascreen FGFR RGQ 

RT-PCR Kit Clinical Laboratory Improvement Amendments
FGFR

FGFR2-BICC1 FGFR2-CASP7 FGFR3-TACC3 FGFR3-BAIAP2L1 FGFR3 R248C
S249C G370C Y373C 1 FGFR

7.R.2 7.R.3  
BLC3001 1 266 199

67
45 34 FGFR3

FGFR3

233 2 231
120 111 OS 95%CI 0.63 0.45, 0.89 ITT

0.64 0.47, 0.88  

therascreen FGFR RGQ BLC3001
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1 BLC3001 1
FGFR therascreen FGFR RGQ

FGFR 62 FGFR3-

BAIAP2L1 FGFR2 BLC3001 1
7.R.4.1

therascreen FGFR RGQ

62 BLC3001 1 therascreen FGFR
RGQ FGFR3

BLC3001 1 therascreen FGFR
RGQ

FGFR3 R248C S249C G370C Y373C R248C S249C G370C Y373C

FGFR FGFR2-BICC1* FGFR2-CASP7* FGFR3-TACC3
FGFR3-BAIAP2L1* FGFR3-TACC3

* BLC3001 1

therascreen FGFR RGQ

FGFR3

7.R.5
8 mg 1 1

14 9 mg/dL 9 mg

7.R.5.2

7.R.2 7.R.3
1 1 8 mg 2

1 1 9 mg

2 9 mg/dL
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7.R.5.2  

 
7.R.5.1  

 
BLC3001 1 8 mg QD

14 9 mg/dL 9 mg
 

 BLC2001 10 mg
12 mg 6 mg 8 mg

1 10 mg
21.2% 6 mg 8 mg

EDI1001
10 mg 6 mg

8 mg 9 mg 8 mg
6 mg 95%CI % 6 mg

34.6 24.1, 45.2 8 mg 40.4 30.7, 50.1  
 BLC2001 OS PFS

5.5 mg/dL 1

BLC2001 5.5 mg/dL
BLC3001 1 8.99 mg/dL  

 
BLC3001 1 135 128 94.8% 14

84 8.99 mg/dL 104 77.0%
9 mg BLC3001 1 PD-1/PD-L1

FGFR3

7.R.2 7.R.3 BLC3001 1
 

 
 

 
BLC3001 1 14

2 8.99 mg/dL
9 mg

2 8 mg 9 mg

 
84  7 14 2023 1 15

14 14 2 14
14 1  
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2 9 mg/dL
 

1 1 8 mg 2 1 1 9 mg
 

 2 9 mg/dL  
  

 
7.R.5.2  

 
BLC3001 1

BLC3001
1  

 BLC3001 1 Grade 2
Grade 2

Grade 2 Grade 
3 BLC3001 1  

 Grade 2
1 2  

 Grade 2 1 2
 

 
Grade 2

Grade 3

Grade 3 Grade 
4  

 Grade 2

Grade 1
1  

 Grade 3 28
1 28 Grade 1

2 28
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 8 mg 9 mg 

1  6 mg 8 mg 
2  5 mg 6 mg 
3  4 mg 5 mg 
4   4 mg 
5    
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* 

Grade 1 

 
4 1

4

1 1 2
 

 
 

Grade 2 

  
 

4 1
4

1 1 2
 

Grade 3 

  
 4 2

4
1

1 2
 

Grade 4   

 

 
5.5 mg/dL 6.99 mg/dL    

 
7.0 mg/dL 8.99 mg/dL  

  
 7.0 mg/dL

 
 7.0 mg/dL 2

 

 
9.0 mg/dL 10.0 mg/dL  

  
 7.0 mg/dL

 
 7.0 mg/dL

7.0 mg/dL
9.0 mg/dL

1 1
 

 
10.0 mg/dL  

  
 7.0 mg/dL

 
 7.0 mg/dL

7.0 mg/dL 1
 

 10.0 mg/dL 2
 

Grade3
 

  

* 
Grade 3  Grade 1

1  
Grade 4   

* Grade NCI-CTCAE ver.5.0  
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7.R.3.6
BLC3001 1
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 *  

 

Grade 1 

 
4 1

4

1 1 2
 

 
 

Grade 2 

Grade 1 4
1 4

1 1 2  

Grade 3 

Grade 1 4
2 4

1 1 2
 

Grade 4  

 

 
5.5 mg/dL 7.0 mg/dL   

 
7.0 mg/dL 9.0 mg/dL  

 7.0 mg/dL
 

 7.0 mg/dL
2 1  

 
9.0 mg/dL 10.0 mg/dL

 

 7.0 mg/dL
 

 7.0 mg/dL
9.0 mg/dL 1

7.0 mg/dL 1
 

 
10.0 mg/dL  

 7.0 mg/dL
 

 7.0 mg/dL 1
 

 10.0 mg/dL 2
 

Grade 3
 

 

 

Grade 2 

 2 Grade 1
Grade 1

1  
 

2
Grade 1

2 2 Grade 1
1

 

Grade 3 Grade 1 1
 

Grade 4  

 
 

Grade 3 Grade 1 1
 

Grade 4  
* Grade NCI-CTCAE ver.5.0  
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7.R.6 RMP  
5.5 7.R.3

RMP 63  
 

63 RMP  
 

   
  
  
  
  
  
  

 
 

  
  

 

 
 

 
7.R.7  

 

 

 
BLC3001

1 80 52  
 

 
7.R.3

 
 

 
 FGFR

85

 
 

 
 

 
85  2024 7 FGFR 4.5 mg 4 mg

4.5 mg 5 10
6 4 mg 6 7 11  
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7.3
7.1

7.2

7.3.1 BLC3001
7.3.1.1 1

133/135 98.5% 109/112 97.3%
131/135 97.0% 97/112 86.6%

10% 64
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64 10%

SOC
PT
MedDRA ver.24.1

%

135 112
Grade Grade 3 Grade Grade 3

133 98.5 86 63.7 109 97.3 72 64.3

84 62.2 4 3.0 19 17.0 3 2.7
65 48.1 11 8.1 14 12.5 2 1.8
53 39.3 0 4 3.6 0
36 26.7 0 31 27.7 2 1.8
20 14.8 2 1.5 27 24.1 2 1.8
13 9.6 2 1.5 16 14.3 3 2.7

108 80.0 7 5.2 0 0
36 26.7 4 3.0 23 20.5 3 2.7
16 11.9 10 7.4 4 3.6 2 1.8

41 30.4 13 9.6 1 0.9 0
34 25.2 1 0.7 27 24.1 0
31 23.0 2 1.5 5 4.5 0
31 23.0 8 5.9 1 0.9 0
28 20.7 2 1.5 2 1.8 0
24 17.8 1 0.7 2 1.8 0
19 14.1 2 1.5 2 1.8 0

16 11.9 1 0.7 0 0
15 11.1 6 4.4 8 7.1 3 2.7

20 14.8 2 1.5 28 25.0 4 3.6
20 14.8 0 21 18.8 4 3.6
20 14.8 1 0.7 14 12.5 2 1.8
8 5.9 0 13 11.6 2 1.8

23 17.0 0 2 1.8 0

ALT 37 27.4 4 3.0 4 3.6 1 0.9
30 22.2 3 2.2 3 2.7 0

AST 29 21.5 3 2.2 3 2.7 0
19 14.1 0 7 6.3 0

ALP 14 10.4 3 2.2 4 3.6 1 0.9

37 27.4 1 0.7 8 7.1 0

17 12.6 0 3 2.7 0

14 10.4 2 1.5 9 8.0 1 0.9

16 11.9 3 2.2 10 8.9 2 1.8

35 25.9 10 7.4 36 32.1 9 8.0
1 0.7 0 15 13.4 10 8.9

0 0 22 19.6 16 14.3

56/135 41.5% 47/112 42.0%
2% 65
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65 2%

SOC
PT
MedDRA ver.24.1

%

135 112

56 41.5 18 13.3 47 42.0 27 24.1

6 4.4 0 2 1.8 0

5 3.7 1 0.7 1 0.9 0
3 2.2 0 0 0

2 1.5 0 3 2.7 0
1 0.7 0 3 2.7 1 0.9

3 2.2 2 1.5 1 0.9 1 0.9

0 0 4 3.6 3 2.7
0 0 7 6.3 7 6.3
0 0 3 2.7 3 2.7

19/135 14.1% 20/112 17.9%
2% 3

2.7%

7.3.1.2 2
173/173 100% Pembro 167/173 96.5%

169/173 97.7% Pembro 105/173 60.7%
10% 66
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66 10%

SOC
PT
MedDRA ver.24.1

%
Pembro

173 173
Grade Grade 3 Grade Grade 3

173 100 112 64.7 167 96.5 88 50.9

92 53.2 8 4.6 24 13.9 0
82 47.4 16 9.2 6 3.5 0
63 36.4 1 0.6 8 4.6 0
40 23.1 1 0.6 37 21.4 2 1.2
28 16.2 2 1.2 18 10.4 0
25 14.5 2 1.2 8 4.6 1 0.6
21 12.1 3 1.7 10 5.8 1 0.6

134 77.5 1 0.6 2 1.2 0
59 34.1 5 2.9 21 12.1 2 1.2
24 13.9 14 8.1 4 2.3 1 0.6

43 24.9 3 1.7 9 5.2 0
42 24.3 10 5.8 0 0
38 22.0 16 9.2 0 0
31 17.9 2 1.2 1 0.6 0
29 16.8 4 2.3 0 0
20 11.6 3 1.7 0 0
7 4.0 0 24 13.9 1 0.6

48 27.7 8 4.6 38 22.0 5 2.9
29 16.8 5 2.9 25 14.5 5 2.9
15 8.7 0 19 11.0 0
12 6.9 0 22 12.7 0

22 12.7 1 0.6 2 1.2 0

ALT 28 16.2 3 1.7 13 7.5 0
AST 28 16.2 2 1.2 14 8.1 4 2.3

28 16.2 4 2.3 7 4.0 0
27 15.6 0 13 7.5 1 0.6

23 13.3 8 4.6 36 20.8 9 5.2

21 12.1 0 14 8.1 0
20 11.6 3 1.7 22 12.7 2 1.2
19 11.0 2 1.2 9 5.2 2 1.2

42 24.3 0 1 0.6 0

19 11.0 0 1 0.6 0

50 28.9 5 2.9 44 25.4 15 8.7

23 13.3 3 1.7 21 12.1 7 4.0

0 0 19 11.0 0

69/173 39.9% Pembro 80/173 46.2%
2% 67
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67 2%

SOC
PT
MedDRA ver.24.1

%
Pembro

173 173

69 39.9 23 13.3 80 46.2 18 10.4

6 3.5 0 1 0.6 0

6 3.5 0 8 4.6 1 0.6
1 0.6 0 5 2.9 1 0.6

6 3.5 1 0.6 6 3.5 3 1.7
3 1.7 1 0.6 5 2.9 0

2 1.2 1 0.6 4 2.3 1 0.6

2 1.2 1 0.6 4 2.3 0

33/173 19.1% Pembro 19/173 11.0%
2% 5 2.9%

7.3.2 BLC2001
10 mg 33/33 100% 6 mg 78/78 100% 8 mg

101/101 100% 10 mg
32/33 97.0% 6 mg 69/78 88.5% 8 mg 98/101 97.0%

20% 68
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68 20%

SOC
PT
MedDRA ver.24.0

%
10 mg 6 mg 8 mg

33 78 101
Grade Grade 3 Grade Grade 3 Grade Grade 3

33 100 23 69.7 78 100 54 69.2 101 100 72 71.3

16 48.5 1 3.0 34 43.6 7 9.0 60 59.4 14 13.9
15 45.5 1 3.0 39 50.0 0 56 55.4 4 4.0
16 48.5 0 31 39.7 2 2.6 46 45.5 1 1.0
14 42.4 0 20 25.6 0 29 28.7 1 1.0
5 15.2 0 16 20.5 1 1.3 23 22.8 1 1.0
9 27.3 0 11 14.1 0 15 14.9 2 2.0

16 48.5 0 52 66.7 0 79 78.2 2 2.0
11 33.3 1 3.0 29 37.2 4 5.1 41 40.6 1 1.0

4 12.1 0 10 12.8 0 34 33.7 0
9 27.3 0 18 23.1 0 34 33.7 0
2 6.1 0 14 17.9 0 25 24.8 5 5.0
7 21.2 1 3.0 13 16.7 5 6.4 19 18.8 2 2.0

7 21.2 0 21 26.9 4 5.1 33 32.7 2 2.0
10 30.3 2 6.1 18 23.1 9 11.5 23 22.8 8 7.9

3 9.1 0 7 9.0 1 1.3 28 27.7 1 1.0

7 21.2 0 7 9.0 0 33 32.7 2 2.0

8 24.2 3 9.1 6 7.7 2 2.6 8 7.9 2 2.0

9 27.3 2 6.1 10 12.8 1 1.3 8 7.9 0

8 24.2 6 18.2 13 16.7 5 6.4 23 22.8 5 5.0

10 mg 14/33 42.4% 6 mg 39/78 50.0% 8 mg
47/101 46.5% 2

69
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69 2

SOC
PT
MedDRA ver.24.0

%
10 mg 6 mg 8 mg

33 78 101

14 42.4 1 3.0 39 50.0 4 5.1 47 46.5 11 10.9

0 0 4 5.1 0 4 4.0 0
1 3.0 0 1 1.3 0 2 2.0 0

0 0 3 3.8 0 2 2.0 0
1 3.0 0 2 2.6 0 1 1.0 0

0 0 1 1.3 0 3 3.0 0

1 3.0 0 0 0 2 2.0 1 1.0

1 3.0 1 3.0 1 1.3 0 2 2.0 1 1.0

0 0 2 2.6 0 2 2.0 0
1 3.0 0 2 2.6 0 2 2.0 0

2 6.1 0 1 1.3 0 2 2.0 1 1.0

0 0 2 2.6 0 0 0

10 mg 5/33 15.2% 6 mg 19/78 24.4%
8 mg 27/101 26.7% 2

6 mg 2 2.6% 8 mg 3 3.0%

7.3.3 BLC2002
43/43 100% cetrelimab 44/44 100%

41/43 95.3%
cetrelimab 43/44 97.7% 20%

70
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70 20%

SOC
PT
MedDRA ver.24.1

%
cetrelimab

43 44
Grade Grade 3 Grade Grade 3

43 100 33 76.7 44 100 31 70.5

31 72.1 7 16.3 26 59.1 4 9.1
21 48.8 2 4.7 20 45.5 1 2.3
16 37.2 0 26 59.1 1 2.3
14 32.6 3 7.0 7 15.9 0
9 20.9 0 4 9.1 0

36 83.7 3 7.0 30 68.2 0
10 23.3 6 14.0 7 15.9 3 6.8
8 18.6 1 2.3 10 22.7 1 2.3

15 34.9 0 17 38.6 0
11 25.6 1 2.3 10 22.7 3 6.8

10 23.3 2 4.7 4 9.1 0

ALT 14 32.6 0 11 25.0 3 6.8
AST 10 23.3 1 2.3 8 18.2 2 4.5

7 16.3 0 10 22.7 0

10 23.3 2 4.7 11 25.0 2 4.5
5 11.6 1 2.3 10 22.7 1 2.3

17 39.5 5 11.6 17 38.6 4 9.1

7 16.3 1 2.3 9 20.5 0

22/43 51.2% cetrelimab 19/44 43.2%
2 71
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71 2

SOC
PT
MedDRA ver.24.1

%
cetrelimab

43 44

22 51.2 6 14.0 19 43.2 7 15.9

3 7.0 0 1 2.3 0
2 4.7 0 0 0

2 4.7 0 1 2.3 0

2 4.7 0 1 2.3 0
2 4.7 0 1 2.3 0

0 0 2 4.5 0

2 4.7 0 3 6.8 2 4.5

0 0 2 4.5 0
0 0 2 4.5 0

0 0 2 4.5 1 2.3

10/43 23.3% cetrelimab
15/44 34.1% 2

2 4.7% cetrelimab
2 4.5% 2 cetrelimab

2

7.3.4 CAN2002
Broad Panel 214/215 99.5% Exploratory 53/53 100%

35/35 100% 3/3 100%
Broad Panel 207/215 96.3% Exploratory

51/53 96.2% 35/35 100% 3/3 100%
35% 72
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72 35%  

SOC 
PT 
MedDRA ver.24.1  

%  
Broad Panel  Exploratory  

215  53  
Grade Grade 3  Grade Grade 3  

 214 99.5  150 69.8  53 100  39 73.6  
     

 126 58.6  9 4.2  28 52.8  2 3.8  
 119 55.3  25 11.6  22 41.5   7 13.2  

 104 48.4  1 0.5  24 45.3  0 
  65 30.2  2 0.9  10 18.9  1 1.9  

     
 152 70.7  10 4.7  42 79.2  0 

  56 26.0   3 1.4  20 37.7  4 7.5  
 20 9.3   5 2.3  4 7.5  0 

     
  76 35.3   4 1.9   9 17.0  0 

  73 34.0  12 5.6  5 9.4  2 3.8  
  43 20.0  0  6 11.3  0 
     

ALT   61 28.4  11 5.1  17 32.1   6 11.3  
  27 12.6   3 1.4   8 15.1  0 

     
  37 17.2   3 1.4   7 13.2  1 1.9  
  23 10.7   1 0.5  3 5.7  0 
 20 9.3  0 1 1.9  0 

     
  37 17.2  0 4 7.5  0 

     
  56 26.0  18 8.4   9 17.0   6 11.3  

     
 0 0 0 0 
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SOC
PT
MedDRA ver.24.1

%

35 3
Grade Grade 3 Grade Grade 3

35 100 28 80.0 1 33.3 1 33.3

28 80.0 1 2.9 2 66.7 0
26 74.3 7 20.0 1 33.3 0
19 54.3 1 2.9 2 66.7 0
14 40.0 0 1 33.3 0

29 82.9 2 5.7 3 100 1 33.3
8 22.9 1 2.9 2 66.7 0
5 14.3 1 2.9 2 66.7 0

12 34.3 0 1 33.3 0
17 48.6 2 5.7 0 0
13 37.1 0 1 33.3 0

ALT 12 34.3 2 5.7 2 66.7 0
6 17.1 0 2 66.7 0

8 22.9 1 2.9 2 66.7 0
6 17.1 1 2.9 2 66.7 0
5 14.3 0 2 66.7 0

10 28.6 0 2 66.7 0

13 37.1 8 22.9 1 33.3 0

0 0 2 66.7 0

Broad Panel 83/215 38.6% Exploratory 26/53 49.1%
15/35 42.9% 2/3 66.7%

2 73
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73 2  

SOC 
PT 
MedDRA ver.24.1  

%  
Broad Panel  Exploratory  

215  53  

 
 

 
 

 83 38.6  16 7.4  26 49.1   6 11.3  
     

 7 3.3   1 0.5  1 1.9  0 
 4 1.9   4 1.9  1 1.9  1 1.9  

     
 7 3.3  0 1 1.9  0 

 2 0.9  0 0 0 
     

 6 2.8  0 1 1.9  0 
 5 2.3  0 2 3.8  0 

 0 0 2 3.8  1 1.9  
     

 2 0.9   1 0.5  0 0 
 2 0.9   1 0.5  0 0 
 2 0.9  0 0 0 

     
 4 1.9   1 0.5  3 5.7  0 

     
 1 0.5  0 2 3.8  0 

     
 0 0 0 0 

     
 0 0 0 0 

     
 2 0.9  0 0 0 

 



 

94 

SOC 
PT 
MedDRA ver.24.1  

%  
  

35  3  

 
 

 
 

 15 42.9   9 25.7  0 0 
     

 0 0 0 0 
 1 2.9  0 0 0 

     
 0 0 0 0 

 1 2.9  0 0 0 
     

 0 0 0 0 
 0 0 0 0 

 0 0 0 0 
     

 1 2.9  1 2.9  0 0 
 1 2.9  0 0 0 
 1 2.9  1 2.9  0 0 

     
 0 0 0 0 

     
 3 8.6  0 0 0 

     
 0 0 2 66.7  1 33.3  

     
 2 5.7  2 5.7  0 0 

     
  4 11.4  1 2.9  0 0 

 
Broad Panel 21/215 9.8% Exploratory 7/53

13.2% 4/35 11.4% 1/3 33.3%
2 Broad Panel

3 1.4%
 

 
7.3.5 / a HCC1001  

8 mg 30/30 100% 8 mg 3/3 100% 10 mg
16/16 100% 12 mg 4/4 100%

8 mg 30/30 100% 8 mg 2/3 66.7% 10 mg
15/16 93.8% 12 mg 4/4 100% 30%

2 8 mg 28 93.3% 11
36.7% 10 33.3%

9 30.0% 8 mg 3 100% 2 66.7%
10 mg 12 75.0% 6 37.5% 12 mg

4 100%  
8 mg 4/30 13.3% 8 mg 2/3 66.7% 10 mg

5/16 31.3% 12 mg 1/4 25.0% 2
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10 mg
2 12.5% 2

 
8 mg 2/30 6.7% 10 mg 1/16 6.3%

8 mg 12 mg
8 mg 1 3.3% 10 mg 1

6.3%  
 
7.3.6 a LUC2001  

8 mg 31/31 100% 10 mg 4/4 100%
8 mg 31/31 100% 10 mg 2/4

50.0% 30% 8 mg
29 93.5% 18 58.1% 16 51.6%

15 48.4% 14 45.2%
12 38.7% 10 32.3% 10 mg 3

75.0% 2 50.0%  
8 mg 15/31 48.4% 10 mg 1/4 25.0%

2 8 mg
2 6.5%  

8 mg 2/31 6.5% 10 mg

1 3.2% 1 3.2%
 

 
8.  
8.1  

 
 
8.2 GCP  

CTD 5.3.5.1.1-1 GCP
 

 
9. 1  

FGFR3

FGFR
FGFR3



 

96 
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2  
 

6 10 16  
 

 
  3 mg 4 mg 5 mg 
   
   
  5 11 20  

 
 

 
 
1.  

20 12 25 20 8  
 
1.1  

1 7.R.2 PD-1/PD-L1
FGFR

BLC3001 1 OS
 

 
 

 
1.2  

1 7.R.3

 

 
 

 
 
1.3  

1 7.R.4
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FGFR3

 
 

 
  
 PD-1/PD-L1  
  
 FGFR3

 
 

 
 

 
 

1.4  
1 7.R.5

1 1 8 mg 2 1 1 9 mg
 

 
 

 2 9 mg/dL  
  
  

 

 
  
 8 mg 9 mg 

1  6 mg 8 mg 
2  5 mg 6 mg 
3  4 mg 5 mg 
4   4 mg 
5    
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 *  

 

Grade 1 

 
4 1

4
1 1 2

 
 

 

Grade 2 

Grade 1 4 1
4

1
1 2  

Grade 3 

Grade 1 4 2
4

1
1 2

 
Grade 4  

 

 
5.5 mg/dL 7.0 mg/dL

 
 

 
7.0 mg/dL 9.0 mg/dL

 

 7.0 mg/dL
 

 7.0 mg/dL 2
1  

 
9.0 mg/dL 10.0 mg/dL

 

 7.0 mg/dL
 

 7.0 mg/dL
9.0 mg/dL 1

7.0 mg/dL 1  

 
10.0 mg/dL  

 7.0 mg/dL
 

 7.0 mg/dL 1  
 10.0 mg/dL 2  

Grade 3
 

 

 

Grade 2 

 2 Grade 1
Grade 1

1  
 

2 Grade 1
2

2 Grade 1
1  

Grade 3 Grade 1 1
 

Grade 4  

 
 

Grade 3 Grade 1 1
 

Grade 4  
* Grade NCI-CTCAE ver.5.0  
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1.5 RMP
1 7.R.6 RMP

RMP 74

74 RMP

1 7.R.7

58 52

RMP 75 76



 

101 

75 RMP  
 

   
  
 FGFR3

 

   
 

 
  

 
76  

  
  

 FGFR3
 

 52  
 58  

 
 

 
 
1.6  
1.6.1 PK  

1 6.2.4 PK
PK

 
PK EDI1008 1 6.2.4

PK
5 6 86

3 EDI1008 2 CAN2002 1 2

1 Grade 3
1

Grade 1 2  
 

 
86  EDI1008 Child-Pugh C 3
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5  

 

 
6 Cmax AUCinf  

 
2

PK
 

 
2.  

8
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FGFR3  
 

 
1 1 8 mg 2 1 1 9 mg

 
 

 
 

 
 

 
 

 
 

 
 

  
 PD-1/PD-L1  
  
 FGFR3

 
 

 
 2 9 mg/dL  
  
  

 

 
  
 8 mg 9 mg 

1  6 mg 8 mg 
2  5 mg 6 mg 
3  4 mg 5 mg 
4   4 mg 
5    
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 *  

 

Grade 1 

 
4 1

4
1 1 2

 
 

 

Grade 2 

Grade 1 4 1
4

1
1 2  

Grade 3 

Grade 1 4 2
4

1
1 2

 
Grade 4  

 

 
5.5 mg/dL 7.0 mg/dL

 
 

 
7.0 mg/dL 9.0 mg/dL

 

 7.0 mg/dL
 

 7.0 mg/dL 2
1  

 
9.0 mg/dL
10.0 mg/dL  

 7.0 mg/dL
 

 7.0 mg/dL
9.0 mg/dL 1

7.0 mg/dL 1  

 
10.0 mg/dL  

 7.0 mg/dL
 

 7.0 mg/dL 1  
 10.0 mg/dL 2  

Grade 3
 

 

 

Grade 2 

 2 Grade 1
Grade 1

1  
 

2 Grade 1
2

2 Grade 1
1  

Grade 3 Grade 1 1
 

Grade 4  

 
Grade 3 Grade 1 1

 
Grade 4  

* Grade NCI-CTCAE ver.5.0  
 
 
 



 

i 

 
 

 
   

Ad adenocarcinoma  
A/G  albumin/globulin ratio  
AKT protein kinase B  
ALP alkaline phosphatase  
ALT alanine aminotransferase  
APD90 RVen  90%

 
AST aspartate aminotransferase  
ATP adenosine triphosphate  
AUC area under concentration-time curve  
AUC0-6h AUC from time zero to 6 hours 0 6 AUC 
AUC0-7h AUC from time zero to 7 hours 0 7 AUC 
AUCinf AUC from time zero to infinity 0 AUC 
AUCτ AUC over the dosing interval AUC 
BCRP breast cancer resistance protein  
BICR Blinded independent central review  
BID bis in die 1 2  
BRAF B-Raf proto-oncogene, serine/threonine 

kinase 
v-raf

B1 
C136fs  136

 
CBDCA carboplatin  
CCND1 Cycliln D1 D1 
CDDP cisplatin  
CI confidence interval  
CL clearance  
CLcr creatinine clearance  
Cmax maximum concentration  
COVID-19  2

 
CPP critical process parameter  
CQA critical quality attribute  
CR complete response  
CSF1R colony stimulating factor 1 receptor  
CTCAE Common Terminology Criteria for 

Adverse Events 
 

CTx C-terminal telopeptide of type I collagen C  
CYP cytochrome P450 P450 
13C   13C  
14C   14C  
DLT dose-limiting toxicity  
DMSO dimethyl sulfoxide  
DNA deoxyribonucleic acid  
DRC data review committee  
DTX docetaxel hydrate  



 

ii 

   
EAU European Association of Urology  
EAU

 
European Association of Urology 
Guidelines on Muscle-invasive 
and Metastatic Bladder Cancer 

 

ECOG Eastern Cooperative Oncology Group  
efflux ratio  

 

eGFR estimated glomerular filtration rate  
EM extensive metabolizers  
ERK extracellular signal-regulated kinase  
EU European Union  
EV enfortumab vedotin  
EV/Pembro  EV Pembro  
E17K  17  
E545K/A  545

 
E726K  726  
FGF fibroblast growth factor  
FGFR fibroblast growth factor receptor  
FLT FMS-like tyrosine kinase FMS  
FRS2 fibroblast growth factor receptor substrate2  
F1 relative bioavailability  
G370C  370  
GAPDH glyceraldehyde 3-phosphate 

dehydrogenase 
3  

GC gas chromatography  
GFR glomerular filtration rate  
GGT γ-glutamyltransferase γ-  
GI50  50%  
hERG human ether-a-go-go related gene ether-a-go-go  
HGF hepatocyte growth factor  
HP-β-CD hydroxypropyl-β-cyclodextrin -β-  
5-HT1B 5-hydroxytryptamine receptor 1B 1B 
3H   3H  
IC50 concentration that results in 50% 

inhibition 
50%  

IR infrared absorption spectrum  
IM intermediate metabolizers  
ITT intention-to-treat  
KD dissociation constant  
KI concentration causing half-maximaml 

inactivation 
50%

 
Ki inhibition constant  
kinact maximum inactivation rate constant  
KRAS Kirsten rat sarcoma 

viral oncogene homolog 
Kirsten

 
K650M/E  650

 
LC liquid chromatography  



 

iii 

   
LC-MS/MS Liquid chromatography/tandem mass 

spectrometry 
 

L608V  608  
MATE multidrug and toxin extrusion  
MedDRA Medical Dictionary for Regulatory 

Activities 
ICH  

MET cellular mesenchymal-epithelial transition  
mRNA messenger ribonucleic acid  
MS mass spectrum  
MTD maximum tolerated dose  
NADPH nicotinamide adenine dinucleotide 

phosphate hydrogen  
NCCN

 
National Comprehensive Cancer Network 
Clinical Practice Guidelines in Oncology, 
Bladder Cancer 

 

NCI National Cancer Institute  
NCI-PDQ National Cancer Institute Physician Data 

Query 
 

NE not evaluable  
NMP N-methylpyrrolidone N-  
NMR nuclear magnetic resonance spectrum  
NSCLC non-small cell lung cancer  
NSQ-NSCLC non- squamous non-small cell lung cancer  
NTx N-terminal telopeptide of type I collagen N
N540K  540  
OAT organic anion transporter  
OATP organic anion transporting polypeptide  
OCT organic cation transporter  
OS overall survival  
Papp A B apparent permeability in apical to basal 

direction  
Papp B A apparent permeability in basolateral to 

apical direction  
PAR proven acceptable range  
PBPK physiologically based pharmacokinetic  
PD progressive disease  
PD-1 programmed cell death-1 -1 
PD-L1 programmed cell death-ligand 1 - 1 
PDGFR platelet-derived growth factor receptor  
PEG polyethylene glycol  
Pembro Pembrolizumab genetical recombination   
PFS progression free survival  
P-gp P-glycoprotein P-  
pH potential hydrogen  
PIF photo irritation factor 
PIK3CA PI3K catalytic subunit  
PIK3R1 PI3K regulatory subunit 1  
PI3K phosphatidylinositol 3-kinase  3-  
PK pharmacokinetics  
PLCɤ phospholipase C γ C ɤ 



 

iv 

   
PM poor metabolizers  
PPK population pharmacokinetics  
PR partial response  
PS performance status  
PT preferred term  
PTEN phosphatase and tensin homolog  
PTH parathyroid hormone 
PTP press through packaging  
QD quaque die 1 1  
qPCR quantitative polymerase chain reaction  
qRT-PCR quantitative reverse transcription 

polymerase chain reaction 
 

QT QT interval QT  
QTc QT interval corrected QT  
ΔQTcI Individual-corrected QT interval QT

 
Q2D quaque 2 day 2 1  
Q2W quaque 2 weeks 2  
Q3W quaque 3 weeks 3  
RAF rapidly accelerated fibrosarcoma  
RAS rat sarcoma  
RECIST Response Evaluation Criteria in Solid 

Tumors  
RET rearranged during transfection  
RMP Risk Management Plan  
RP2D recommended Phase 2 dose  
R248C  248  
S249C  249  
SCC squamous cell carcinoma  
SCLC small cell lung cancer  
SD stable disease  
SMQ standardised MedDRA queries MedDRA  
SOC system organ class  
SQ-NSCLC squamous non-small cell lung cancer  
SRB sulforhordamine B B 
STAT signal transducer and activator of 

transcription 
 

t1/2 elimination half-life  
TACC3 transforming acidic coiled-coil containing 

protein 3 
 

TGI tumor growth inhibition  
tmax time to reach maximum concentration  
TP53 tumor protein p53  
TR-FRET time-resolved fluorescence-resonance 

energy transfer 
 

UV-A ultraviolet-A A
UV-VIS ultraviolet-visible spectrum  
V555L/M  555

 
V555M  555  



 

v 

   
VEGFR vascular endothelial growth factor receptor  
Y367C  367  
Y373C  373  
Y377C  377  

    

 
  2019  

2022  
   

   
BLC2001   42756493BLC2001  
BLC2002   42756493BLC2002  
BLC3001   42756493BLC3001  
CAN2002   42756493CAN2002  
EDI1001   42756493EDI1001  
EDI1002   42756493EDI1002  
EDI1003   42756493EDI1003  
EDI1004   42756493EDI1004  
EDI1005   42756493EDI1005  
EDI1006   42756493EDI1006  
EDI1007   42756493EDI1007  
EDI1008   42756493EDI1008  
GAC1001   42756493GAC1001  
HCC1001   42756493HCC1001  
LUC2001   42756493LUC2001  
NAP1001   42756493NAP1001  
7 on/7 off  7 7  
14 on/7 off  14 7  

 


