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【審 議 結 果     】 
 

 令和３年２月 17 日の再生医療等製品・生物由来技術部会の審議結果は次のとお

りであり、この内容で薬事分科会に報告することとされた。 

 

本品目を承認して差し支えない。条件及び期限付承認に該当せず、10 年間の再

審査の対象として指定することが適当である。 

 

なお、次の条件を付すことが適当である。 

 

承認条件 

１． 緊急時に十分対応できる医療施設において、造血器悪性腫瘍及び造血幹細

胞移植に関する十分な知識・経験を持つ医師のもとで、サイトカイン放出症

候群の管理等の適切な対応がなされる体制下で本品を使用すること。 

２． 国内での治験症例が極めて限られていることから、製造販売後、一定数の

症例に係るデータが集積されるまでの間は、全症例を対象に使用の成績に関

する調査を実施することにより、本品使用患者の背景情報を把握するととも

に、本品の安全性及び有効性に関するデータを早期に収集し、本品の適正使

用に必要な措置を講じること。 

 

 なお、審査報告書について、下記のとおり訂正を行う。 

 この訂正による審査結果の変更はない。 

 

 



記 

 

頁 行 修正後 修正前 

7 8 

なお、本品には CARとともに、

遺伝子導入率を評価するた

めの細胞表面マーカーとし

て EGFRt*が遺伝子導入され

る。 

なお、本品には CARとともに、

遺伝子導入率を評価するた

めの細胞表面マーカーとし

て EGFRt が遺伝子導入され

る。 

7 脚注 

*非機能性の細胞表面タンパ

ク質である部分型ヒト上皮

成長因子受容体。EGFR は 4 つ

の細胞外ドメイン（I～IV）、

膜貫通ドメイン及び細胞内

ドメインからなるが、EGFRt

は

がな

い。 

（なし） 

別記  RCL RCR 

（下線部変更） 
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CAR T CD8 CD4
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1.  

1.1  

CD4 T CD8 T

CD19 CAR T

 

CAR CD19 scFv IgG4

CD28 4-1BB CD3ζ

CAR

EGFRt CD19 T

CD19 B

 

B

30 10 1 30 7

 

 

1.2  

NHL NHL B T

CD19 CD20 B B

B NHL 45% DLBCL

B DLBCL de novo FL NHL

DLBCL B B

NHL 2 3% PMBCL B

DLBCL

HSCT 2

CAR T

2019 3  

 

Juno B NHL

017001 2016 1

B NHL BCM-001 2018 6

 

017001 2019 12

2016 12 Breakthrough Therapy  

 

BCM-001 20  

017001 BCM-001  
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2.  

PBMC CD4 T

CD8 T CD19 CAR

T  

 

2.1  

HIV-1 self-

inactivating LTR CD19 

CAR CD19 FMC63 scFv

IgG4 CD28 4-1BB CD3ζ

 

HIV-1 LTR Ψ

CD19 CAR EGFRt

α N HIV-1

Gag/Pol Rev VSV-G

RCL

 

 

2.1.1  

3

CD19CAR Gag/Pol Rev VSV-G

 

 

2.1.2  

HEK293T/17 ATCC

HEK293T/17 ; MCB WCB  

MCB WCB EOP ICH Q5A R1 Q5B Q5D

1

 

MCB WCB MCB WCB
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1  
in vitro MRC-5 Vero HeLa  
in vivo  

BAV BTV BRSV BPV BVDV PI3 IBRV REO3 RABV  
PPV TGEV PAV BVDV RABV REO3 HEV  

 
HSV-1/2 PVB19 EBV SV40 HHV5 CMV HHV6 HHV7 HHV8 HBV HIV-1 HIV-2

HTLV-1/2 HCV HAV  
 

 
 

 
 

 

2.1.3  

WCB

 

 

 

 

2.1.4  

HEK293T/17 2

 

 
2 HEK293T/17  

    
FBS     
FBS     

    
FBS     

    

 

2.1.7 RCL

RCL  

 

 

2.1.5  

3 4  

 

QbD  
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3  
  

A B  
B C  

 
4  

  
A  
B  

C   

 

2.1.6  

2.1.6.1  

5  

 
 

5  

 VSV-G
DNA

DNA BSA  

 

CAR IFN-γ
4.2.1  

 

2.1.6.2  

RCL DNA DNA BSA

RCL

RCL EOP

 

 

2.1.7  

pH

DNA DNA

in vitro

MRC-5 Vero HEK293 CPE HAD

RCL

 

 

不純物A*

不純物C*

不純物D*

不純物D*

不純物D*

不純物A*

不純物B*

＊ 承認情報提供時に置換え
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2.1.8  

6  

 
6  

      
  3 70 90℃ *1 

  *2 2 
℃  
℃  

℃  
*1  
*2  

 

 

℃ ℃

℃

 

℃  

 

2.2  

2.2.1  

44 106 100 106 CD8 T CD4 T 0.8 1.2 CD19 CAR T

1.1 106 CD19 CAR T CD8

T 5 mL CD4 T 5 mL CryoStor 

CS10  
 

2.2.2  

CD8 T

CD4 T
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2.2.3  

2.2.3.1  

15 210

HBV HCV HIV

 

 

2.2.3.2  

7

 

 
 

7  
    

    
    

    
    

   
 

    

FBS    

 

2.2.4  

8

9 v4

 

 

QbD  

 
8  

  
v1 v2  
v2 v3  

v3 v4  

 

9  
  

v1 017001  
v2 017001  
v3 017001  

v4  017001 BCM001  
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2.2.5  

2.2.5.1  

10  

10  
CD19 CAR

CAR T
CD3 CD4 CD8

T

4.2.1 EGFRt  
CD19 CD19 IFN-γ CD19

T CD19  

DNA
DNA BSA

2.2.5.2  

DNA

DNA BSA

v4

/mL  

2.2.6  

CD8 T CD4 T

CD3 CD4 CD4 T CD8

CD8 T IFN-γ CD19 CAR T

CD8 T CD4 T

不純物M*

不純物L*

不純物G*不純物A*

不純物I*

不純物N* 

不純物R*

不純物G*

不純物G*

不純物M*

不純物E*

不純物R*

不純物L*

不純物A*

不純物I*

不純物F* 不純物H*

不純物J* 不純物K*

不純物O* 不純物P*

不純物N*

　　不純物Q*

不純物E* 不純物F*

不純物H* 不純物J* 不純物K*

不純物P* 不純物Q*

不純物O*

＊承認情報提供時に置換え
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2.2.7  

11  

11  

  

3 
130℃  

12 *1

5 mL 

1 *2 *3 
2 

*2 
4 

2 *2 15 25℃ 

*1 24
*2
*3 18

130℃

12 2  

2.3 QbD 

QbD  

 CQA  

CQA  

CQA

RCL TSE 

CD8 T CD4 T CQA



 

15 
 

  

CQA

 

  

2.2.5.2  

 

2.R  
 

 

3.  

in vitro in vivo

 

 

3.1 in vitro  

3.1.1 FMC63 scFv CTD 4.2.1.1.1  

CAR CD19 FMC63 scFv

 

 K562 CD19 FMC63 scFv

FMC63 scFv CD19 Kd 0.9 nmol/L  

 FMC63 scFv CD19

21 nmol/L  

 Pepscan FMC63 scFv CD19 2

113VNVEGSGELFR123 129LGGLGCGLKNR139  

 

3.1.2 CAR in vitro CTD 4.2.1.1.2  

CAR 4 NF-κB Nur77 NFAT

AP-1 Jurkat T 1 CAR CD3ζ 4-1BB

CAR CD19 BCMA K562 TdTomato

 

CAR Jurkat T CD19 K562

CAR Jurkat T TdTomato

CD3ζ CAR Jurkat T CD19 K562

NF-κB CAR TdTomato

                                                        
1  Nur77 NFAT AP-1 NF-κB JCAR017

CAR CD19 T NFAT AP-
1 NF-κB Nur77 TdTomato
Jurkat T  
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3 TdTomato 4-1BB CAR

Jurkat T CD19 K562 Nur77 NFAT

AP-1 TdTomato NF-κB CAR

TdTomato CAR Jurkat T

BCMA K562 TdTomato

 

 

3.1.3 CD19 CTD 4.2.1.1.3  

2 T 1 CAR

T CD19 5 Daudi Raji Nalm-6

Granta-519 JeKo-1 2 IFNγ IL-2 TNFα

CD25 CD69 CD19 5

CD25 CD69 T

CD19 5

 

 

3.1.4 FL PMBCL CTD 4.2.1.1.4 CTD 4.2.1.1.5  

T CAR

T PMBCL

16 18 IFNγ IL-2 TNFα CD25 CD69

FL PMBCL

CD25 CD69 T

16 18

FL PMBCL

 

 

3.1.5 in vitro CTD 4.2.1.1.6  

NHL 2 CD19 K562 CD19 K562 6

K562 CD19 K562

15 CD19 K562 14

32%  

 

3.1.6 NHL CAR6 CTD 4.2.1.1.7 CTD 4.2.1.1.8 CTD 4.2.1.1.9

CTD 4.2.1.1.103  

NHL CD8 T CD4 T 2 104

CD4 T CD8 T 1 1 1 104 2 104 6

                                                        
2  CD19 31,657 806,265  
3  CTD 4.2.1.1.8 4.3.1.1.9 4.2.1.1.10  
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CAR 4 CD8 T CD4 T Nexcelom Celigo High 

Throughput Micro-Well Image Cytometer CD8 T CD4 T

CD8 T 4 5.9 CD4 T 3.1 13.3 CD8 T

CD4 T 1 1 6.2 16.5  

 

3.2 in vivo  

3.2.1 in vivo CTD 4.2.1.1.11  

CD19 B Raji

CD19 B

CD19 B 0 7 3

1.25 105 5 105 2 106

2 106 100

15 30%

 

 

3.3  

3.3.1 CD19 CTD 4.2.1.2.15  

NHP2 CD19 Clustal 

omega  

CD19 67% 58% NHP2

100% 92% 88% FMC63 

scFv CD19

 

 

3.3.2 CTD 4.2.1.2.2  

NHP CD19 Raji Cyno B A20

CD19 NHP CD19 CD19

 

NHP CD19 FMC63 scFv

FMC63 scFv CD19

NHP CD19  

 

3.3.3 FMC63 scFv-Fc CTD 

4.2.1.2.36  
                                                        
4  CAR CAR  
5  CTD 4.2.1.2.1  

6  CTD 4.2.1.2.3  
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FMC63 scFv Fc FMC63 scFv-Fc 4,417

HEK CD19  

FMC63scFv-Fc CD19 phosphorylase kinase regulatory subunit 

beta phosphorylase kinase regulatory subunit beta

FMC63scFv-Fc  

 

3.R  

3.R.1  

 

in vitro CD19 IFN-γ

CD19  

in vivo

 

CD19 NHP CD19

 

CD19 B

 

 

 

 

3.R.2 EGFR  

EGFRt EGFR EGFR

 

 

EGFR

EGFR

 

EGFR  

 

 

 

4.  

IL-2 in vitro FMC63 scFv
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4.1  

T CAR T

CAR CD19 scFV CD19

3.3.2 in vivo

 

 

4.1.1 CTD 4.2.1.1.11  

2 106 3.2.1

 

 

4.2  

in vitro IL-2  

 

4.2.1 CTD 4.2.3.3.1.1  

12

 

 
12  
  

DNA

 

 
GC

 
 

 
 

4.2.2 in vitro IL-2 CTD 4.2.3.4.3.1  

IL-2 in vitro 13 IL-2

 
 

13 in vitro IL-2  
  

IL-2 61
 

IL-2 9
IL-2

 

 

4.3 FMC63 scFv CTD 4.2.3.7.7.1  

FMC63 scFv CD19

CD19
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FMC63 scFv-Fc CD19

3.3.3

4.4  

DNA DNA BSA

4.5  

CryoStor CS10

4.R

4.R.1

T Lab Invest 2006; 86: 1185-92

B

LD

20

不純物A* 不純物E*

不純物G* 不純物I*

不純物N*

不純物R*

不純物M*

不純物F* 不純物H*

不純物J* 不純物K* 不純物L*

不純物O* 不純物P* 不純物Q*

＊承認情報提供時に置換え
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5.  

3.2.1 017001 BCM-001

 

 

5.1 CTD 4.2.2.1.1  

3 CAR T

3.2.1  

CAR T 14 8

CAR T  

 

5.2  

5.2.1 017001 CTD 5.3.5.2-1 5.3.5.2-2  

017001 238 DLBCL

017001

1 4 8 11 15 22 29 60 90 180 270 365 545 730

qPCR 5 copies/reaction 29

Cmax AUC0-28 tmax  

 1 CD19 CAR T 50 106 CD8 T 25 106 CD4 T

25 106 DL1S 2 7 DL1D  

 2 CD19 CAR T 100 106 CD8 T 50 106 CD4 T

50 106 DL2S  

 3 CD19 CAR T 150 106 CD8 T 75 106 CD4 T

75 106 DL3S  

1

14

Cmax AUC0-28

2 DL1D 6 2 Cmax AUC0-28

11 8

7 9 Cmax AUC0-28

 

175 Cmax

33,121.6 copies/μg AUC0-28 258,584.8 day copies/μg 50

                                                        
7  14 2  
8  CR PD 14

2  

9  SD PR  
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Cmax 8,160.0 copies/μg AUC0-28 99,966.3 day copies/μg tmax

11.0 14.0  

CRS 95

Cmax 43,756.1 copies/μg AUC0-28 380,670.8 day copies/μg

143 Cmax 18,937.0 copies/μg AUC0-28 157,771.7 day copies/μg

iiNT 70 Cmax 66,606.6 copies/μg AUC0-28

622,692.3 day copies/μg 168 Cmax 19,235.9 copies/μg AUC0-

28 160,665.9 day copies/μg  

Cmax AUC0-28

CRS iiNT

CRS iiNT  

 

14 017001  

 DL1S DL2S DL3S DL2D 
Cmax copies/μg  25,098.5 20,958.2 23,548.8 8,734.0 

tmax day  11.0 14.0 10.0 1.0 
AUC0-28 day*copiesμg  229,062.6 186,994.0 185,393.9 106,443.8 

 

  

1 017001  

 

5.2.2 BCM-001 CTD 5.3.5.2-3  

BCM-001 35 B NHL

BCM-001 100 106 CD8 T 50 106 CD4

T 50 106 1 4

8 11 15 22 29 60 90 180 270 365 545 730 qPCR

5 copies/reaction 29

Cmax AUC0-28 tmax  

2



 

23 
 

PK 15 10 1

3  

1 22

Cmax 20,875.0 copies/μg AUC0-28 209,244.6 day copies/μg

12 Cmax 35,331.0 copies/μg AUC0-28 354,984.3 day copies/μg

3 7 Cmax 63,569.0 copies/μg AUC0-28

319,880.8 day copies/μg 3 Cmax 29,554.0 copies/μg

AUC0-28 476,366.9 day copies/μg  
11 1 CRS

12 Cmax 38,472.0 copies/μg AUC0-28 490,595.7 day copies/μg

22 Cmax 25,641.0 copies/μg AUC0-28 220,287.6 

day*copies/μg 1 6 Cmax

49,474.5 copies/μg AUC0-28 490,595.7 day copies/μg 28

Cmax 25,641.0 copies/μg AUC0-28 220,287.6 day copies/μg

3 CRS 5 Cmax 63,569.0 copies/μg AUC0-28

534,192.1 day copies/μg 5 Cmax 29,554.0 copies/μg

AUC0-28 319,880.8 day copies/μg 3

1 Cmax 63,569.0 copies/μg AUC0-28 692,060.0 day copies/μg

9 Cmax 29,554.0 copies/μg AUC0-28 319,880.8day copies/μg

 

BCM-001

BCM-001 017001

 

 

15 BCM-001  
 1 

 
3 
  

Cmax copies/μg  28,004.0 46,561.5 29,414.5 
tmax day  10.0 12.0 10.0 

AUC0-28 day copiesμg  298,106.0 398,123.9 325,344.6 

 

                                                        
10  2019 9 13  
11  2020 6 19  
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2 BCM-001  

 

5.R  

 

 

6. 
16 1

1 2  

 
16  

      
   

 
 

 017001 B
NHL 

427 

CD19 CAR T
 

DL1S 50 106  
DL2S 100 106  
DL3S 150 106  
DL1D 50 106 2  

 
 

 
BCM-001 B

NHL 
69 CD19 CAR T 100 106

  

 

8.  

 

6.1  

6.1.1  

6.1.1.1 CTD 5.3.5.2-1 5.3.5.2-2 017001  2016 1

2019 8 12  

B NHL 274 DE DF 174 DC

100 14

17  
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17  
 

 B NHL  
 DLBCL DLBCL* DLBCL MYC BCL2 BCL6

HGBCL PMBCL FL3B CD20
2 HSCT  

 MCL 1 MCL  
 Lugano J Clin Oncol 2014; 32: 3059-68 PET  
 ECOG PS 0 1 **  

 
 90 HSCT 6

3  
 CAR T T  
  

* de novo tiNHL 
** 5 ECOG PS 2  

 

2  

 DLBCL 2 DLBCL HGBCL PMBCL FL3B  

 MCL 1 MCL  

DF DE DC  

 DF mCRM Contemp Clin Trials 2016; 48: 153-165 DLT CR

 

 DE DF

 

 DC  DF DE

 

LD

LD 29

30 2 15  

300 

mg/m2 30 mg/m2 1 1 3 LD LD

2 7

1 300 mg/m2 LD

7  

DF DE DC

CD8 T CD4 T  

 

DL1S CD19 CAR T 50 106 CD8 T 25 106 CD4 T 25 106

 

DL2S CD19 CAR T 100 106 CD8 T 50 106 CD4 T 50 106
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DL3S CD19 CAR T 150 106 CD8 T 75 106 CD4 T 75 106

 

DL1D CD19 CAR T 50 106 CD8 T 25 106 CD4 T 25 106

14 2 LD  

DF DE DC

 

DF DL1S DF 70  

20 DL2S DL1D DF

90  

20 DE DL3S DF

114 DF DE 144  

20 DC DC 100 DF DE

174  

20 20 DLBCL DC

DF DE DL1S DL2S

3 DL2S DL1S

Grade3 CRS DL2S DL1S

DLBCL DC

DL2S  

20 DC 100  

 
427 61

1 365 DLBCL 341 MCL 24 3 DLBCL

1 1

1 61 7 DLBCL 6

MCL 1 369 DLBCL 344 MCL 25

57 DLBCL 50

33 6 3 2 2

2 12 2 MCL 7 3 3

1 LD 312 DLBCL

294 MCL 18 286 DLBCL 269 DL1S 45

DL2S 177 DL3S 41 DL1D 6 MCL 17 DL1S 6 DL2S 11

26

DLBCL 25 MCL 1

DLBCL DF DE 139 DLT  

DLBCL 269 PET

4 PET CT

                                                        
12  1 1  
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6 v1 3

256 DL1S 40 DL2S 169 DL3S 41 DL1D 6 DLBCL

DL2S 133 PAS 13  

 
NHL Lugano

J Clin Oncol 2014; 32: 3059-68

2019 4 12 18

95%CI 74.4% 66.2, 81.6 95%CI

40%14 2019 8 12

2019 4 12 2019 8 12

 

 
18 PAS 2019 4 12  

 
%  

PAS DL2S  
133  

CR  72 54.1  
PR  27 20.3  
SD 13 9.8  
PD  14 10.5  

Non-PD*  2 1.5  
  5 3.8  

CR PR  99 
95% CIa %  74.4 66.2, 81.6  

a Clopper-Pearson  
* PET CT CR

PR SD non-PD non-
PD  

 

  

                                                        
13  DLBCL DL2S DLBCL HGL HSCT LD ECOG PS

1 PET
PET/CT

 
14  2 B

CR 12% 46% 6% 38% Lancet Oncol 2012; 13 :696-706 Ann Hematol 
2012; 91 :1013-1022

95%CI CR 95%CI 30% 24, 38 19% 13, 26
PD SD HSCT 12 DLBCL

CD20 CD20
DLBCL 636 Blood 2017; 130: 1800-1808

CR 26% 21% 31% 7% 3% 15%
40%  
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DLBCL 19  

 
19 DLBCL 2019 8 12  

 
%  

DL1S 
40  

DL2S 
169  

DL3S 
41  

DL1D 
6  

 
256  

CR 24 60.0   88 52.1   21 51.2    3 50.0  136 53.1  
PR 3 7.5   37 21.9    9 22.0    1 16.7   50 19.5  
SD  6 15.0   17 10.1   4 9.8    1 16.7   28 10.9  
PD  4 10.0   17 10.1    6 14.6    1 16.7   28 10.9  

Non-PD* 1 2.5   2 1.2   1 2.4  0  4 1.6  
 2 5.0   8 4.7  0 0 10 3.9  

CR+PR  27 67.5  125 74.0    30 73.2     4 66.7  186 72.7  
95% 

CIa  
50.9, 81.4  66.7, 80.4  57.1, 85.8  22.3, 95.7  66.8, 78.0  

a Clopper-Pearson  
* PET CT CR

PR SD non-PD non-
PD  

 

DLT 15 DLBCL DF DE 9/139 DLT DL1S 6

DL2S 2 DL3S 1 MTD  

DLBCL 269 30

3 1
16 17 1

30 6 31

8/269 3.0% 2

1
18 19 20 1

31 99

3

4  

                                                        
15  28 DL1D 2 28 DLT  
16  8 DL1S DLBCL 1 Grade 3 2

Grade 4 3 Grade 4 18 Grade 4 23
 

17  5 DL2S DLBCL 4 Grade 4
ICU 7  

18  6 DL2S DLBCL 710 775
 

19  6 DL2S HGBCL 4 Grade 4 CRS 6 Grade 4
12 Grade 4 23 Grade 4 31 Grade 4

33  
20  7 DL2S HGBCL Grade 3

6 Grade 4 8 Grade 4
78 Grade 2 82 Grade 4

85  
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MCL 17 30

1 TLS21 31

1

 

 

6.1.2  

6.1.2.1 CTD 5.3.5.2-3 BCM-001 2018 6

2020 6 19  

B NHL 72 1 34

2 28 3 10

10 14 20

 

 
20  

 
 B NHL  

 1 WHO 2016 Blood 2016; 127: 2375-90 DLBCL* DLBCL
MYC BCL2 BCL6 HGBCL FL3B

CD20 2
 

 2 WHO 2016 Blood 2016; 127: 2375-90 DLBCL* DLBCL
MYC BCL2 BCL6 HGBCL FL3B

CD20 1
HSCT  

 3 1 2  
  
 ECOG PS 0 1 **  

 
 CD19 HSCT 2  
 T B B PMBCL EBV

DLBCL  
* de novo TFL 
** 2 ECOG PS 2

HSCT / 2 3
 

 

LD

LD 29

30 2  

CD19 CAR T 100 106 CD8 T 50 106 CD4

T 50 106  

300 mg/m2 30 mg/m2 1 1 3 LD

                                                        
21  7 MCL 9 Grade 2 10 Grade 2 Grade 2

CRS Grade 4 TLS ICU CRS Grade 4
12  



 

30 
 

LD 2 7

1 300 mg/m2 LD

7 PET LD

 

 

1 3 69 1 53 3 16

10 59 1 45 3 14

8 4 1 Grade 4

2 1 LD

46 1 36 3 10

5

1

2  

Lugano J Clin Oncol 2014; 32: 3059-68

2019 9 13
22 21 95%CI 58.8% 40.7, 75.4

40%23 3 10 95%CI

70.0% 34.8, 93.3  

  

                                                        
22  3 10

3 PD
1 2 3 34  

23  2 B
CR 12% 46% 6% 38% Lancet Oncol 2012; 13 :696-706 Ann Hematol 

2012; 91 :1013-1022
95%CI CR 95%CI 30% 24, 38 19% 13, 26

017001
55% 45% Blood Cancer J 2016; 6: 

e473 95%CI CR 95%CI 28% 16%, 40% 14% 6%, 
24% 40% 40%

 



 

31 
 

 
21 2019 9 13  

  
1 

24  
3 

10  
 

34  
CR 7 29.2  5 50.0  12 35.3  
PR 6 25.0  2 20.0  8 23.5  
SD 6 25.0  0 6 17.6  

Non-PD* 1 4.2  0 1 2.9  
PD 4 16.7  3 30.0  7 20.6  
CR PR  13 54.2  7 70.0  20 58.8  

95% CIa  32.8, 74.4  34.8, 93.3  40.7, 75.4  
p b - - 0.020 

a Clopper-Pearson  
b 0.025  
* PET CT CR PR

SD non-PD non-PD
 

 

2020 6 19 22

95%CI 63.0% 47.5, 76.8 3 10 95%CI

70.0% 34.8, 93.3  

 
22 2020 6 19  

  
1 

36  
3 

10  
 

46  
CR 12 33.3    5 50.0  17 37.0  
PR 10 27.8    2 20.0  12 26.1  
SD 7 19.4  0 7 15.2  

Non-PD* 1 2.8  0 1 2.2  
PD 6 16.7    3 30.0  9 19.6  
CR PR  22 61.1  7 70.0  29 63.0  

95% CIa  43.5, 76.9   34.8, 93.3  47.5, 76.8  
a Clopper-Pearson  
* PET CT CR PR

SD non-PD non-PD
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30 1 1
24 30

31 2

1 3 1 1
25 1

31 19  

 

6.R  

6.R.1  

017001 DLBCL BCM-001 1 3

 

BCM-001 3

 

 

6.R.2  

DLBCL PMBCL HGBCL tiNHL FL3B

 

 

6.R.2.1  

B

 

017001 BCM-001

OS Bone Marrow 

Transplant 2016; 51: 51-7 NHL

Lugano J Clin Oncol 2014; 32: 3059-68

CR PR  

017001 2019 4 12 PAS

133 95%CI % 74.4 66.2, 81.6

40% 2019 8 12 DLBCL

256 95%CI % 72.7 66.8, 78.0  

                                                        
24  6 DLBCL 2 Grade 2 Grade 2 Grade 3

4 Grade 3 CRS 6 ICU 7 CRS
Grade 4 11 Grade 4 14 Grade 4

15  
25  5 DLBCL 3 Grade 1 CRS 5 Grade 3 ICU

CRS 13 19 Grade 4
22 29 Grade 4 43
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DOR OS 2019 8 12 DOR 95%CI

8.6, OS 95%CI 21.1 13.3, 

3  

 

 
3 17001 DLBCL OS Kaplan-Meier  

DLBCL 2019 8 12  

 

BCM-001 2019 9 13 95%CI

58.8% 95%CI 40.7, 75.4 40% 2020 6 19

1 3 95%CI % 63.0 47.5, 76.8

DOR 95%CI 8.38 2.23, OS 95%CI

14.7 6.28,  

2 B

Lancet Oncol 2012; 13 :696-706 Lancet Haematol 2019; 6: e254-e265 26

95%CI 31.2% 25.3%, 37.8% OS 7.9 13.4

017001 BCM-001  

BCM-001 3 10 70.0% CR 50.0%

PR 20.0% DOR 95%CI 9.07 2.10, OS

95%CI 14.72 1.71, 

 

 

                                                        
26  Medline Embase CDSR American Society of Clinical Oncology 2000

1 2019 4 ” Diffuse large B cell lymphoma ” ” DLBCL “ 2
B
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017001 BCM-001 23 24

 

 
23  

017001 DLBCL 2019 8 12  
  DLBCL 

 
131  

HGBCL 
 

33  

tiNHL FL3B 
 

3  

PMBCL 
 

14  

 
 

256  
TFL 
57  

TFL  
18  

         

 
CR+PR
n %  

89 
67.9  

25
75.8  

48 
84.2  

11
61.1  

2 
66.7  

11 
78.6  

186 72.7  

95% 
CIa  

59.2, 
75.8  

57.7, 
88.9  

72.1, 
92.5  

35.7, 
82.7  

9.4, 
99.2  

49.2, 
95.3  

66.8, 
78.0  

CR 
 

CR
n %  

64 
48.9  

20
60.6  

36 
63.2  

7 
38.9  

2 
66.7  

7 
50.0  

136 53.1  

95% 
CIa  

40.0, 
57.7  

42.1, 
77.1  

49.3, 
75.6  

17.3, 
64.3  

9.4, 
99.2  

23.0, 
77.0  

46.8, 
59.4  

a Clopper-Pearson  

 
24  

BCM-001 2020 6 19  
  DLBCL 

 
30  

HGBCL 
 

4  

tiNHL 
TFL  

10  

FL3B 
 

2  

 
 

46  
 

 
CR+PR
n %  

17 56.7  2 50.0  8 80.0  2 100  29 63.0  

95% CIa  37.4, 74.5  6.8, 93.2  44.4, 97.5  15.8, 100  47.5, 76.8  
CR 

 
CR

n %  
9 30.0  2 50.0  4 40.0  2 100  17 37.0  

95% CIa  14.7, 49.4  6.8, 93.2  12.2, 73.8  15.8, 100.0  23.2, 52.5  
a Clopper-Pearson  

 

BCM-0001 PMBCL tiNHL TFL BCM-001

HGBCL

 

 PMBCL tiNHL TFL HGBCL B CD19

Am J Hematol 2016;91: E436-41 Am J Pathol 1995;146: 735-41

 

 PMBCL tiNHL TFL HGBCL

 

 017001 BCM-001 PMBCL tiNHL TFL HGBCL
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BCM-001 017001

DLBCL PMBCL HGBCL tiNHL FL3B  

 

6.R.3 8.  

CRS

γ TLS

 

DLBCL PMBCL HGBCL tiNHL FL3B

 

 

6.R.3.1  

 

017001 DLBCL 2019 8 12

25  

 
25 017001 DLBCL  

 %  
269  

  267 99.3  
Grade 3  213 79.2  

  122 45.4  
   7 2.6  

 
017001 DLBCL 20% 26  

 
26 20% 017001 DLBCL  

 
PT 
MedDRA ver.21.0  

%  
269  

Grade Grade 3  
 267 99.3  213 79.2  

   
 169 62.8  161 59.9  

 129 48.0  101 37.5  
  84 31.2   72 26.8  

  
119 44.2   4 1.5  

  
 90 33.5   4 1.5  
 71 26.4   1 0.4  
 62 23.0  0 
 56 20.8   1 0.4  

  
 80 29.7   3 1.1  

  60 22.3   1 0.4  
  

  76 28.3   7 2.6  
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PT 
MedDRA ver.21.0  

%  
269  

Grade Grade 3  
  57 21.2  0 

  
CRS 113 42.0   6 2.2  

   
  60 22.3   8 3.0  

 

017001 DLBCL 3% CRS44 16.4%

14 5.2% 11 4.1% FN 10 3.7% 9

3.3% 8 3.0% CRS 44 12

9 8 6 FN5 4 2

 

122 45.4% 105 10 4 3

 

 

017001 MCL 2019 8 12 27

2 CRS 4

 

 
27 017001 MCL  

 %  
17  

 17 100  
Grade 3  14 82.4  

  10 58.8  
 1 5.9  

 

BCM-001 1 3 2020 6 19

28  

 
28 BCM-001 1 3  

 %  

 1 
36  

3 
10  

 
46  

 36 100  10 100  46 100  
Grade 3  34 94.4   9 90.0  43 93.5  

 18 50.0   2 20.0  20 43.5  
 2 5.6   1 10.0  3 6.5  

 
BCM-001 1 3 20% 29  

 
29 20% BCM-001 1 3  

 
PT 
MedDRA ver.21.0  

%  

Grade Grade 3  

 46 100  43 93.5  
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PT 
MedDRA ver.21.0  

%  

Grade Grade 3  

   
 41 89.1  39 84.8  

 26 56.5  18 39.1  
 25 54.3  16 34.8  
 17 37.0  16 34.8  

   
CRS 19 41.3  2 4.3  

   
 20 43.5  0 

 

BCM-001 1 3 10% CRS 7 15.2%

5 10.9%  

22 19 3  

 

 

017001 DLBCL 30 017001

DLBCL 40% Grade DLBCL

63.5% HGBCL 66.7% TFL 60.0% tiNHL TFL 72.2% FL3B 100% PMBCL 40.0%

50.4% 41.7% 45.0% 61.1% 33.3% 40.0% 44.5% 33.3% 51.7% 33.3%

66.7% 46.7% CRS 42.3% 38.9% 43.3% 44.4% 0% 46.7%

20% tiNHL TFL 55.6%

 

 
30 017001 DLBCL  

 

%  
DLBCL 

 
137  

HGBCL 
 

36  

tiNHL 
TFL 
60  

TFL  
18  

 136 99.3  36 100   59 98.3  18 100  
Grade 3  108 78.8   30 83.3  48 80.0  14 77.8  

  65 47.4  14 38.9  24 40.0   9 50.0  
  3 2.2   3 8.3  1 1.7  0 

 
FL3B 
3  

PMBCL 
15  

 
269  

 

  3 100  15 100  267 99.3   
Grade 3   3 100   10 66.7  213 79.2   

 0  10 66.7  122 45.4   
 0 0  7 2.6   

 

BCM-001 31 BCM-001 40%

Grade DLBCL 93.3% HGBCL 100.0% TFL 70.0%

FL3B 100.0% 56.7% 75.0% 60.0% 0% 56.7% 50.0% 60.0%

0% 43.3% 75.0% 40.0% 0% CRS 30.0% 75.0% 60.0% 50.0%
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20% HGBCL 75.0% HGBCL

50.0%  

 

 
31 BCM-001  

 

%  
DLBCL 

 
30  

HGBCL 
 

4  

tiNHL 
TFL  

10  

FL3B 
 

2  

 
 

46  
 30 100  4 100  10 100  2 100  46 100  

Grade 3  29 96.7  4 100  8 80.0  2 100  43 93.5  
 12 40.0  4 100  4 40.0  0 20 43.5  

 1 3.3  1 25.0  1 10.0  0 3 6.5  

 

017001 DLBCL BCM-001

 

 

 

BCM-001 3 BCM-001 1

017001 DLBCL 10%

Grade Grade3 32  

 
32 10%

017001 DLBCL BCM-001  

PT 
MedDRA ver.21.0  

%  
BCM-001

3  
 

10  

BCM-001
1  

 
36  

017001
DLBCL

 
269  

 10 100  36 100  267 99.3  
Grade 3   9 90.0  34 94.4  213 79.2  

  2 20.0  18 50.0  122 45.4  
  1 10.0   2 5.6   7 2.6  

10%
 

   

  9 90.0    8 22.2  44 16.4  
  9 90.0  32 88.9  169 62.8  
  9 90.0  16 44.4   84 31.2  

  8 80.0  18 50.0  129 48.0  
CRS  5 50.0  14 38.9  113 42.0  

  4 40.0  2 5.6  119 44.2  
  4 40.0  1 2.8   3 1.1  
  2 20.0  0 0 

10% Grade3
 

   

  9 90.0  30 83.3  161 59.9  
  8 80.0   8 22.2   39 14.5  

  7 70.0  11 30.6  101 37.5  
  7 70.0   9 25.0   72 26.8  

  2 20.0  1 2.8   2 0.7  
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017001 BCM-001

 

 

6.R.3.2  

017001 BCM-001

 

 

6.R.3.2.1 CRS 

CRS CRS CRS

CRS

 

 

 CRS  

CRS MedDRA PT

 

017001 BCM-001 33 Lee Blood 2014; 124: 188-95

CRS Grade  

 
33 CRS Grade  

Grade 1  
38.5  

Grade 2 

 
 

FiO2 40%  
Grade 2  

Grade 3 

 
 

FiO2 40%  
Grade 3 Grade 4  

Grade 4 
 

 
Grade 4  

Grade 5  

 

017001 BCM-001 CRS 34 35

 

  



 

40 
 

 
34 CRS 017001 BCM-001  

 %  

 017001 DLBCL  
269  

017001 MCL  
17  

BCM-001  
46  

 113 42.0   9 52.9  19 41.3  
Grade 3   6 2.2  1 5.9  2 4.3  

  44 16.4    4 23.5    7 15.2  
 0 0 0 

 
35 Grade 3 CRS 017001 BCM-001  

  Grade    
    

 
017001 DLBCL  

7   
3   9 1  

1 3   11 1  
6   4   4   2 

2   
3   8 2  

2 4   9 8  
1   3   12 1  1 
4   3   3 6  2 
6   3   5 2  1 

017001 MCL  
7   4   11   2 

BCM-001  
6   4   7   2 
5   4   5 7  4 

 

CRS  

CRS 017001 DLBCL

017001 MCL BCM-001 5.0 1 14 7.0 2

10 4.0 2 14  

 

 CRS  

CRS IFN-γ

CRS

Blood 2014; 124: 188-95 Bone Marrow Transplant 

2019;54:780–4 CRS LD

LDH CRP LD

CRS

 

 

 CRS  

017001 BCM-001 CRS 36  
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36 CRS 017001 BCM-001  

  

 

 CRS
 

 CRP  
  

 
 72

38.5℃
CRS Grade 2

 
 72

38℃

CRS

 

 CRS Grade 1  
8 mg/kg 10 mg 24

 
 

 CRS Grade 2  
8 mg/kg 10 mg 12 24

 
8 mg/kg 10 mg 12 24

 
 CRS Grade 3 8 mg/kg 10 mg 12

 
 CRS Grade 4 8 mg/kg 20 mg 6  
 24 CRS  

 
 2 8 mg/kg 20 mg 6 12  
  

24 CRS  

 

 2 mg/kg 2 mg/kg 1 4 7
 

 IL-6  
 CRS  

  1.5 g/m2 T  

* 

 3 CRS
 

 CRS Grade 1  
 CRS Grade 2

 
 CRS Grade 3 ICU

 
 BCM-001 CRS Grade 3

 

 

 

CRS CRS

2 CRS

CRS

CRS

ICU

CRS
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6.R.3.2.2  

 

MedDRA PT

37  

 
37  

   
PT 

MedDRA ver.21.0  Grade  
 

 
 CRS   

 

BCM-001 
6   

 3  8   
 4  15   

5    4  9   

 

CRS CD19 CAR T

CD8 T Best Pract Res Clin 

Rheumatol 2014; 28: 277–92 2

Grade 3 4 CRS  

 

 

CD19 CAR T CRS

 

 

6.R.3.2.3  

 

MedDRA SOC

017001 BCM-001 38 39 40  

 
38 017001 BCM-001  

 
%  

017001 DLBCL  
269  

017001 MCL  
17  

BCM-001  
46  

 200 74.3  10 58.8  23 50.0  
Grade 3   40 14.9   3 17.6   5 10.9  

  53 19.7    3 17.6    7 15.2  
  1 0.4  0 0 
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39 5%  

017001 DLBCL  

 
PT 

MedDRA ver.21.0  

%  
269  

Grade  Grade 3  
   

  80 29.7   3 1.1  
  60 22.3   1 0.4  

  41 15.2  0 
 22 8.2   3 1.1  

 19 7.1  12 4.5  
 15 5.6  0 

   
  39 14.5   2 0.7  

  36 13.4   1 0.4  
  27 10.0  0 

 
40 2 BCM-001  

 
PT 

MedDRA ver.21.0  

%  
46  

Grade  Grade 3  
   

  7 15.2  0 
  5 10.9   1 2.2  

 4 8.7   3 6.5  
 2 4.3  0 

 2 4.3   1 2.2  
 2 4.3  0 

   
  7 15.2   3 6.5  

 3 6.5   2 4.3  
 2 4.3  0 

 2 4.3   1 2.2  

 

017001 MCL 2 4 3

2  

017001 DLBCL 1

 

017001 BCM-001 Grade 3

41  

 
41 Grade 3  

  
PT 

MedDRA ver.21.0  Grade   
 

 
 

 
  

017001 DLBCL  

7   
 3  6 5   
 4  11    

7    3  8 5   
6    3  4    
7    3  23 34   
5    3  9 15   
3    3  15 2   
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PT 

MedDRA ver.21.0  Grade   
 

 
 

 
  

4   
 3  7 3   

 3  7 3   
 3  7 9   

1   
 3  34 3   

 3  34 3   
6   3  64 4   
3    4  14 15   
4    3  44 5   
7    3  11 4   

8   

 3  8 6   
 3  10 2   
 3  21 2   
 3  20    

5    4  8    
5    3  3 4   
6    3  42 83   

7   

 3  51 16   
 4  66 6   
 5  71 1   

 3  34 2   

6   

 3  14 2   
 3  21 2   

 3  14 18   
 3  15 6   
 3  27 3   
 3  30    

4   
 3  12 4   
 4  16 2   

6   
 4  30 49   
 3  78 71   

2   
 3  23 3   

 3  17 11   
 3  16 2   

7   3  2 4   
5   3  4 3   
7   3  10 5   
6   3  14    
6   3  6 8   

1   
 3  12 2   

 4  33 2   
 3  12 3   

7   
3  1 2   
3  83 3   

7   
3  2 9   
3  3    

6   3  26    
5    3  18 2   
7    3  32 1   
6    3  12 2   
6    3  17 19   

6   
 3  10 3   

 3  10 3   
 3  10 3   

6   3  8 5   
6   3  18    



 

45 
 

  
PT 

MedDRA ver.21.0  Grade   
 

 
 

 
  

5   3  6 4   
7   3  9 3   

6   
 3  5 2   

 3  5 2   
017001 MCL       

5   
3  9 1   
3  22 1   

6   3  9 3   
6   3  8 2   

BCM-001  

5   
 3  8 4   

 3  8 4   

6   

 3  6 2   
 3  6 2   
 4  7    

 3  6 2   

6   
 3  7 13   
 3  7 13   

5   

3  9 2   
3  9 9   
4  18    
3  9 9   

4  30 5   
3  13 2   

7   
3  16 4   
3  18 3   

 3  17 3   

 

017001 DLBCL

017001 MCL BCM-001 5.0 1 90 4.0 1

15 9.0 1 81  

 

 

 

 

6.R.3.2.4  

 

MedDRA SOC 42

43  

  



 

46 
 

 
 

42 2%  
017001 DLBCL  

PT 

MedDRA ver.21.0  

%  
269  

Grade  Grade 3  
 110 40.9  33 12.3  

 16 5.9  8 3.0  
 12 4.5  1 0.4  

 11 4.1  0 
 10 3.7  1 0.4  

 9 3.3  1 0.4  
 9 3.3  0 
 9 3.3  4 1.5  

  6 2.2  0 

 
43 2 BCM-001  

PT 

MedDRA ver.21.0  

%  
46  

Grade Grade 3  
 17 37.0  7 15.2  

 2 4.3  2 4.3  
 2 4.3  1 2.2  
 2 4.3  1 2.2  

 2 4.3  2 4.3  

 

017001 MCL 7/17 41.2% Grade 3

1  

017001 DLBCL 2

PML BCM-001 1  

017001 DLBCL 8 4

3 2

CMV CMV

1 017001 MCL

1 BCM-001 2

1  

017001 BCM-001 HHV 44

HIV  
 

44 HHV  
017001 BCM-001  

  
PT 

MedDRA ver.21.0  Grade   
 

 
  

017001 DLBCL  
6   CMV  2  22   
4    1  42   
6    2  64   



 

47 
 

  
PT 

MedDRA ver.21.0  Grade   
 

 
  

8    2  10   
5   CMV  2  1   
5   CMV  2  35   

6   
CMV  2  2   

 2  2   
HHV6  2  2   

6   CMV 3  24   
5   CMV 1  35   
6   2  144   

BCM-001  
5    2  46   

 

 

Grade 3

HIV

 

 

6.R.3.2.5  

 

45 46  

 

45  

MedDRA PT MedDRA/J version 21.0

FN

 
  



 

48 
 

 
 

46 017001 BCM-001  

PT 

MedDRA ver.21.0  

%  
017001  

DLBCL  
269  

017001  
MCL  

17  

BCM-001  
46  

 Grade  Grade 3  Grade  Grade 3  Grade  Grade 3  
 206 76.6  194 72.1  12 70.6  10 58.8   44 95.7   41 89.1  

 169 62.8  161 59.9  7 41.2  6 35.3  41 89.1  39 84.8  
 129 48.0  101 37.5  9 52.9  7 41.2  26 56.5  18 39.1  

  84 31.2   72 26.8  6 35.3  6 35.3  25 54.3  16 34.8  
FN 25 9.3  24 8.9  3 17.6  2 11.8   8 17.4   8 17.4  

  3 1.1   3 1.1  0 0 1 2.2  1 2.2  
  1 0.4   1 0.4  0 0 0 0 

 

 

017001 DLBCL 25/269 9.3%

11 FN 10 5

1 017001 MCL 2/17 11.8%

FN 1 BCM-001 5/46 10.9% FN 4

1  

47  

 

47  

  
 

   

 
017001a)  6.0 1 55    8.0 1 272    14.5 2 280  
BCM001  5.5 1 35    17.0 1 198    28.0 6 221  

 
017001a)  4.0 1 72    8.0 1 542    12.0 1 552  
BCM001  4.0 1 83    14.0 1 161    16.0 2 163  

 
017001a)  9.0 1 47    21.0 1 259    35.5 4 260  
BCM001 14.0 1 37    33.0 6 315    50.5 7 331  

 
017001a) 19.0 6 31  16.0 1  39.0 1  
BCM001 9.0 1    

a) DLBCL  

 

 

 

 

6.R.3.2.6  
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MedDRA SMQ 48

30 60

H1  

 
48 2  

017001 BCM-001  

PT 

MedDRA ver.21.0  

%  
017001  

DLBCL  
269  

017001  
MCL  

17  

BCM-001  
46  

Grade Grade 3  Grade Grade 3  Grade Grade 3  
  39 14.5  1 0.4   4 23.5  1 5.9  10 21.7  1 2.2  

 13 4.8  0 1 5.9  0 2 4.3  0 
  5 1.9  0 1 5.9  0 0 0 
  4 1.5  1 0.4  0 0 1 2.2  1 2.2  

  3 1.1  0 0 0 0 0 
  2 0.7  0 0 0 1 2.2  0 

  2 0.7  0 1 5.9  0 0 0 
  2 0.7  0 0 0 0 0 

  1 0.4   0 0 2 4.3  0 
 0 0 0 0 2 4.3  0 

 

017001 BCM-001 Grade 3 49

017001 MCL 1

 

 
49 Grade 3  

  
PT 

MedDRA ver.21.0  Grade   
 

 
 

 
  

017001 DLBCL  
5    3  22 5   

017001 MCL  
7   4  10    

BCM-001  
6    3  15    

 

017001 DLBCL 017001 MCL BCM-001

6.0 1 72 5.5 4

10 11.5 2 41  

 

 

Grade 3
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6.R.3.2.7 γ  

γ  

γ MedDRA PT A

D E G

M γ IgA

IgG IgM

50 017001 MCL 2/17 11.8%

 

 
50  

017001 DLBCL BCM-001  

PT 

MedDRA Version 21.0  

%  
017001 DLBCL  

269  
BCM-001  

46  
Grade  Grade 3  Grade  Grade 3  

γ  37 13.8  0  7 15.2  0 
γ  37 13.8  0  6 13.0  0 

 0 0 1 2.2  0 

 

017001 BCM-001 Grade 3

γ  

 

017001 DLBCL 017001 MCL BCM-001

γ 24.0 1 86

59.0 34 84 22.0 7 300  

 

 

Grade 3 γ

CD19 CAR T

CD19 CAR T B

γ

γ γ

 

 

6.R.3.2.8 TLS 

TLS  

TLS MedDRA PT TLS

51 BCM-001 TLS  

 

 



 

51 
 

51 TLS 017001  

   Grade   
 

 
 

 
  

DLBCL  2   3  1 5   
5   3  1 30   

MCL  
7   

4  10 3   
5  12 1   

 

 

017001 TLS 2 1

CD19 CAR T

TLS

TLS TLS

 

 

6.R.3.2.9  

6.R.3.2.9.1  

 

MedDRA SMQ
27

52  

 
52 Grade3  

  
PT 

MedDRA ver.21.0  Grade  
   

 
 

017001 DLBCL       
7    2  546   
7    3  271   
5    4  490   
5    2  450   
5    2  601   
7    2  72   
6    1  175   
7    2  654   
6    4  732   
7    3  95   

 3  291   
 3  459   

7    3  106   
7    3  115   

 3  150   
 3  174   

 3  115   
3  265   

7   3  336   

                                                        
27  

 



 

52 
 

  
PT 

MedDRA ver.21.0  Grade  
   

 
 

5  670   
4   T 4  30   

7   4  101   
6   2  1   

  2  1   
8   2  354   

2  441   
7   2  191   
6   4  70   
6    2  68   

017001 MCL       
6    3  192   
6    2  280   

BCM-001       
5    3  198   

 
017001 BCM-001

017001 2 T 28 1

CAR T

1 1 4

 

HSCT

30 732

 

 

 

 

 

6.R.4  

B

 

                                                        
28  2 qPCR CAR 256 copies /ug

1189 copies /ug 0.1% CAR 2
CAR

CAR qPCR 5087 copies/ug 7.7 cells/ul
CAR CAR

 



 

53 
 

 

 

6.R.2 6.R.3

017001 BCM-001

 

 

B  

 B B
B  

 

 

CD19 T

 

 B

2 1

 

 1

2

 

 B

2

 

 

 

 Grade 3B

 

 
 

 

6.R.4.1  

 

NCCN v.4.2020 2

B DLBCL PMBCL TFL HGBCL CD19 CAR T

Category 2A29  

                                                        
29  NCCN
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017001 BCM-001 2

B 2

B

 

WHO 4 B

WHO 4 B

PCNSL DLBCL

017001 BCM-001 1 3

WHO 4

B 017001 BCM-001 1 3

PCNSL

CD19 017001

BCM-001 FL3B WHO 4 B

DLBCL FL3B

DLBCL NCCN v.4.2020

B  

017001 BCM-001

2 B

TFL 1

5 tiNHL TFL 2

 

 2  
 TFL 1 2

 
 

 

017001 BCM-001

 

017001 BCM-001 DLBCL PMBCL

HGBCL tiNHL FL3B

FL3B WHO 4

B B

FL3B

FL3B B 017001

BCM-001 FL3B

FL3B
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FL3B

 

017001 TFL tiNHL

TFL tiNHL

2  

 

 

6.R.4.2 HSCT  

HSCT  

017001 12 HSCT HSCT BCM-

001 HSCT  

017001 PD

HSCT 12 10 2

PR HSCT PR

2019 8 12 2 HSCT 95 505

10 258 1,102 HSCT

58 983 HSCT

 

 

 

HSCT

 

 

6.R.4.3 HSCT  

HSCT  

017001 DLBCL HSCT 9 HSCT 260

Grade3 HSCT

100% HSCT 78.5% HSCT HSCT

20% Grade3 88.9% vs. 58.8%

Grade3 HSCT

35.4% HSCT 11.1%

CRS  

 

 

017001 HSCT Grade3



 

56 
 

HSCT

 

 

6.R.4.4 CD19  

CD19

 

CD19  

 017001 BCM-001 CD19 IHC

CD19 IHC

CD19 CAR T

Nat Commun 

2019; 10: 3137 CD19

 

 017001 BCM-001 CD19

IHC 43 017001 5 BCM-001 38 CD19

BCM-001 1 1

PR  

 B DLBCL PMBCL HGBCL tiNHL FL3B CD19

Am J Hematol 2016;91: E436-41 Am J Pathol 1995;146: 735-

41  

 

 

CD19

 

 

6.R.4.5 CNS  

 

017001 CNS 6 CR

50.0% 95% CI 11.8 88.2

DLBCL CNS

7 262 Grade 3

CNS 100% 7/7 78.6% 206/262

CRS BCM-001

CNS CNS

 

 

 

CNS
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6.R.4.6 CD19 CAR T  

CD19 CAR T

 

CD19 CAR T

017001

CR PD

16 18.8% 3/16

CR 12.5% 2/16

017001  

CD19 CAR T

CD19 CAR T

 

 

 

CD19 CAR T

017001

CD19 CAR T

 

 

6.R.5  

 

 

1.  

 

2.  

 

 

 

3.  

 

4.  
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1  30 mg/m2

300 mg/m2 1 1 3

 

2  2 7  

5.  

CAR T CD8 CD4

100 106

 

 

 

 

 

 

 

GVHD  

 

 

1.  

2. 

 

3. 
CD8 CD4 2  

4. 30 60

H1

 

5.  

6. 
2  

7. CD8 CD4 2  

8. 

2.5 mL 5 mL

 

9.  

10. 2

 

11.  
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12. CD8  

13. 0.5 mL/  

14. 
 

15. 
1 2 3  

16. 4

 

 

6.R.2 6.R.3

 

 

 

1.  

 

2.  

1 10

 

 

 

3.  

−130

 

4.  

2 7

 

1  30 mg/m2 1 1 3

300 mg/m2 1 1 3

 

2  2 7  

5.  

CAR T CD8 20 106

50 106 CD4 20 106 50 106

100 106 44 106 100 106 CD8

CD4 1 0.8 1.2 CD8

CD4

 

 



 

60 
 

 

 

 

 

 

GVHD  

 

 

DNA

 

 

 

1.  

2. 
 

3. 
CD8 CD4 2 4

 

4. 30 60

H1

 

5.  

6. 
2  

7. CD8 CD4 2  

8. 

2.5 mL 5 mL  

9.  

10. 2

 

11.  

12. CD8  

13. 0.5mL/  
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14. 

 

15. 
1 2 3  

16. 4

 

 

6.R.5.1 LD  

LD

 

 

LD  

LD  

 LD CD19 CAR T

LD CD19 CAR 

T CD19 CAR T

Sci Transl Med 2016; 8: 355ra116 CD19 CAR T

LD

30 mg/m2 300 mg/m2 3

CD19 CAR T

Molecular Therapy 2014; 22: S295  

 017001 50 100 106 DL1S DL2S

CRS 150 106 DL3S
30 100 106 DL2S 50 106

DL1S

65.8% 269 177 50 106

14 2 DL1D 2 CD19 CAR T

2 DL1D

 

 017001 BCM-001 B

LD 30 mg/m2 300 mg/m2

3 100 106

 

 017001 DL1S DL2S DS3S

20 106 44 106  

                                                        
30  Grade CRS DL1S 40.0% DL2S 37.3% DL3S 63.4% Grade

DL1S 22.2% DL2S 29.9% DL3S 39.0% DL3S DL1S DL2S
Grade3 DL3S DL2S DL1S DL1S 8.9% DL2S

11.3% DL3S 22.0%  
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CD8 T CD4 CD8 T CD4

T

CD8 T CD4 T CD19 CAR T

T CD19 CAR T

Leukemia 2016; 30: 492-500 Juno CD8 T

CD4 T CD19 CAR T

CD8 T 017001

DLBCL CD8 T CD4 T 1

94% 0.7 1.3 CD8 T

CD4 T 1 0.8 1.2  

CD8 T CD4 T CD8 T

Exp Med 1999; 189: 753-6 Cancer Res 2010; 

70: 8368-77 017001 BCM-001 CD8 T

CD8 T

 

 

LD  

017001 BCM-001 LD PET

BCM-001

ECOG PS2 LD

017001 BCM-001

LD LD

 

LD LD

LD

LD  

 

 

017001 DLBCL 31 25

53 244

BCM-001

 

 

                                                        
31  017001  
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53 017001 DLBCL  

 

%  
017001 DLBCL

 
25  

017001 DLBCL
 

244  
 25 100   242 99.2  

Grade 3  17 68.0  196 80.3  
 18 72.0  104 42.6  

 0  7 2.9  
CRS 12 48.0  101 41.4  
Grade 3 CRS 1 4.0   5 2.0  
iiNT 11 44.0   69 28.3  
Grade 3 iiNT 2 8.0   25 10.2  

% 18 72.0  244 100  
 

 
 5.0 3 22   

a b

 
 6.0 2 23   11.0 3 88  

a ICU
% 

1 4.0  18 7.4  

a b  
 

017001 BCM-001

CRS 1 017001 iiNT

72.5% 58/80 iiNT CRS CRS

1 017001

BCM-001 1 2

1 2 3

 

 

 

017001 50 106 14 2 DL1D CR

PD BOR SD PR

 

CR PD 16 3 CR 1

PR 2 13 SD 3 PD 10

BOR SD PR 7 2 CR 2

5 PD 5

017001 CR

 

017001
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LD CD8

T CD4 T CD8

T CD4 T

017001

BCM-001 CD8 T

CD8 T CD4 T

 

LD

LD

LD

 

CRS

6.R.3.2.1

6.R.3.2.3

 

 

 

 

7. 
 

B  

017001 BCM-001

CRS

 

2 017001 BCM-001

300  

8  
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6.R.3

 

 

 

 

8. 
6.1 

 

 

8.1 017001  

DLBCL 267/269 99.3%

201/269 74.7% Grade 10%

54 55  

 
54 10% 017001 DLBCL DL2S DL1S DL1D  

 %  
 

PT 
MedDRA ver.21.0  

DL2S 177  DL1S 45  DL1D 6  

Grade Grade 3  Grade Grade 3  Grade Grade 3  

 177 100  140 79.1  44 97.8  36 80.0  6 100  5 83.3  
       

 110 62.1  106 59.9  31 68.9  28 62.2   5 83.3  5 83.3  
  80 45.2   64 36.2  24 53.3  20 44.4   3 50.0  1 16.7  

  55 31.1   49 27.7  14 31.1  13 28.9   4 66.7  3 50.0  
  30 16.9   26 14.7  10 22.2  10 22.2   1 16.7  1 16.7  

FN 13 7.3  13 7.3   5 11.1  4 8.9  0 0 
      

 81 45.8   4 2.3  19 42.2  0  2 33.3  0 
 33 18.6  0  6 13.3  0  1 16.7  0 
 26 14.7   1 0.6   9 20.0  0 0 0 

16 9.0  0  6 13.3  0  2 33.3  0 
 20 11.3  0  5 11.1  1 2.2  0 0 

15 8.5   4 2.3  1 2.2  0 0 0 
      

 57 32.2   4 2.3  15 33.3  0  3 50.0  0 
 48 27.1   1 0.6   9 20.0  0  3 50.0  0 
 39 22.0  0 12 26.7  0  1 16.7  0 
 30 16.9   1 0.6  12 26.7  0  2 33.3  0 
 31 17.5   4 2.3   6 13.3  1 2.2  0 0 

10 5.6  0 2 4.4  0  1 16.7  0 
 6 3.4  0 1 2.2  0  1 16.7  0 
 1 0.6  0 0 0  1 16.7  0 

      
 56 31.6   3 1.7  11 24.4  0  1 16.7  0 
 39 22.0   1 0.6  11 24.4  0  2 33.3  0 
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 %  
 

PT 
MedDRA ver.21.0  

DL2S 177  DL1S 45  DL1D 6  

Grade Grade 3  Grade Grade 3  Grade Grade 3  

 29 16.4  0 3 6.7  0 0 0 
 8 4.5   5 2.8   6 13.3  4 8.9   1 16.7  1 16.7  

      
 50 28.2   6 3.4  15 33.3  0  1 16.7  0 
 40 22.6   5 2.8   6 13.3  1 2.2  0 0 
 32 18.1  0 11 24.4  0 0 0 

15 8.5  10 5.6  3 6.7  1 2.2  0 0 
14 7.9   2 1.1  3 6.7  1 2.2   1 16.7  0 
 2 1.1  0 0 0  1 16.7  0 

  
    

 41 23.2  0  9 20.0  0 0 0 
 26 14.7   2 1.1   5 11.1  0 0 0 

12 6.8  0 3 6.7  0  1 16.7  0 
 8 4.5   1 0.6   5 11.1  2 4.4  0 0 
12 6.8   1 0.6  0 0  1 16.7  0 
 2 1.1  0  5 11.1  0 0 0 
 3 1.7  0 0 0  1 16.7  0 

  
    

 19 10.7   1 0.6   9 20.0  1 2.2   1 16.7  0 
17 9.6   1 0.6  3 6.7  1 2.2  0 0 
14 7.9   1 0.6  4 8.9  1 2.2   1 16.7  0 
 6 3.4  0 2 4.4  1 2.2   1 16.7  0 

       
CRS  66 37.3   5 2.8  18 40.0  1 2.2   3 50.0  0 

  28 15.8  0 3 6.7  0  1 16.7  0 
       

 13 7.3   6 3.4  1 2.2  1 2.2   1 16.7  0 
 6 3.4  0 1 2.2  1 2.2   1 16.7  0 

 0 0 0 0  1 16.7  0 
       
 41 23.2   8 4.5  10 22.2  0 0 0 
 20 11.3   5 2.8  10 22.2  4 8.9  1 16.7  0 

 5 2.8   2 1.1  4 8.9  0 1 16.7  0 
       

  25 14.1   1 0.6   5 11.1  0 0 0 
  26 14.7   1 0.6   5 11.1  0 0 0 

 17 9.6  0  9 20.0  0 0 0 
       

  23 13.0  0 11 24.4  0  2 33.3  0 
       

 13 7.3  0 2 4.4  0  1 16.7  0 
  6 3.4  0 3 6.7  0  2 33.3  0 

  3 1.7  0 1 2.2  0  1 16.7  0 
  1 0.6  0 1 2.2  0  1 16.7  0 

       
  5 2.8  0 3 6.7  0 0 0 

       
 0 0 1 2.2  0  1 16.7  0 

 0 0 0 0  1 16.7  0 
       

  4 2.3  0 1 2.2  0  1 16.7  0 
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 %  
 

PT 
MedDRA ver.21.0  

DL2S 177  DL1S 45  DL1D 6  

Grade Grade 3  Grade Grade 3  Grade Grade 3  

 

      

  2 1.1   2 1.1  0 0  1 16.7  1 16.7  

 
 

55 10% 017001 DLBCL DL3S  
 %  

 
PT 
MedDRA ver.21.0  

DL3S 41  269  

Grade Grade 3  Grade Grade 3  

 40 97.6  32 78.0  267 99.3  213 79.2  
     

 23 56.1  22 53.7  169 62.8  161 59.9  
 22 53.7  16 39.0  129 48.0  101 37.5  

 11 26.8   7 17.1   84 31.2   72 26.8  
 3 7.3  2 4.9   44 16.4   39 14.5  

FN  7 17.1   7 17.1  25 9.3  24 8.9  
    

17 41.5  0 119 44.2   4 1.5  
5 12.2  0  45 16.7  0 
7 17.1  0  42 15.6   1 0.4  
7 17.1  0  31 11.5  0 

0 0 25 9.3   1 0.4  
6 14.6  1 2.4  22 8.2   5 1.9  

    
15 36.6  0  90 33.5   4 1.5  
11 26.8  0  71 26.4   1 0.4  
10 24.4  0  62 23.0  0 
12 29.3  0  56 20.8   1 0.4  
 7 17.1  0  44 16.4   5 1.9  

3 7.3  0 16 5.9  0 
3 7.3  0 11 4.1  0 

0 0  2 0.7  0 
    

12 29.3  0  80 29.7   3 1.1  
 8 19.5  0  60 22.3   1 0.4  
 9 22.0  0  41 15.2  0 

4 9.8  2 4.9  19 7.1  12 4.5  
    

10 24.4  1 2.4   76 28.3   7 2.6  
 6 14.6  0  52 19.3   6 2.2  
 7 17.1  0  50 18.6  0 
 9 22.0   5 12.2   27 10.0  16 5.9  

4 9.8  0 22 8.2   3 1.1  
1 2.4  0  4 1.5  0 

    
 7 17.1  0  57 21.2  0 
 5 12.2  0  36 13.4   2 0.7  

1 2.4  0 17 6.3  0 
2 4.9  0 15 5.6   3 1.1  

0 0 13 4.8   1 0.4  
0 0  7 2.6  0 
0 0  4 1.5  0 
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 %  
 

PT 
MedDRA ver.21.0  

DL3S 41  269  

Grade Grade 3  Grade Grade 3  

    
4 9.8  1 2.4   33 12.3   3 1.1  

 6 14.6  0 26 9.7   2 0.7  
1 2.4  0 20 7.4   2 0.7  
2 4.9  0 11 4.1   1 0.4  

     
CRS 26 63.4  0 113 42.0   6 2.2  

  5 12.2  0  37 13.8  0 
     

 1 2.4  1 2.4  16 5.9   8 3.0  
1 2.4  0  9 3.3   1 0.4  

 1 2.4  0  2 0.7  0 
     
  9 22.0  0  60 22.3   8 3.0  
  6 14.6  3 7.3   37 13.8  12 4.5  

 1 2.4  0 11 4.1   2 0.7  
     

  9 22.0  1 2.4   39 14.5   2 0.7  
  5 12.2  0  36 13.4   1 0.4  

 1 2.4  0  27 10.0  0 
     

  6 14.6  0  42 15.6  0 
     

 0 0 16 5.9  0 
 2 4.9  0 13 4.8  0 

 3 7.3  0  8 3.0  0 
 0 0  3 1.1  0 

     
  5 12.2  0 13 4.8  0 

     
 0 0  2 0.7  0 

 0 0  1 0.4  0 
     

 1 2.4  0  7 2.6  0 

 

    

 0 0  3 1.1   3 1.1  

 

MCL 17/17 100%

14/17 82.4% Grade 20% 56

 
 

56 20% 017001 MCL DL2S DL1S  
 %  

 
PT 
MedDRA ver.21.0  

DL2S 11  DL1S 6  17  

Grade Grade 3  Grade Grade 3  Grade Grade 3  

 11 100  10 90.9  6 100  4 66.7  17 100  14 82.4  
       

 6 54.5   5 45.5  3 50.0  2 33.3  9 52.9   7 41.2  
 4 36.4   4 36.4  3 50.0  2 33.3  7 41.2   6 35.3  
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 %  
 

PT 
MedDRA ver.21.0  

DL2S 11  DL1S 6  17  

Grade Grade 3  Grade Grade 3  Grade Grade 3  

 5 45.5   5 45.5  1 16.7  1 16.7  6 35.3  6 35.3  
FN 3 27.3   2 18.2  0 0 3 17.6  2 11.8  

      
2 18.2  1 9.1  2 33.3  0 4 23.5  1 5.9  
1 9.1  0 2 33.3  0 3 17.6  0 

      
4 36.4  0 0 0 4 23.5  0 

      
CRS 7 63.6  1 9.1  2 33.3  0 9 52.9  1 5.9  

      
3 27.3  0 1 16.7  0 4 23.5  0 
3 27.3   1 16.7   4 23.5   
3 27.3     3 17.6   

  
    

2 18.2  0 2 33.3  0 4 23.5  0 
1 9.1  0 2 33.3  1 9.1  3 17.6  1 5.9  

0 0 2 33.3  0 2 11.8  0 
      

2 18.2  1 9.1  3 50.0  0 5 29.4  1 5.9  
       

3 27.3  0 1 16.7  0 4 23.5  0 
      

0 0 2 33.3  0 2 11.8  1 5.9  
      

 3 27.3  0 1 16.7  0 4 23.5  0 

 

DLBCL 122/269 45.4% 3

CRS44 16.4% 14 5.2% 11 4.1% FN

10 3.7% 9 3.3% 8 3.0%

7 2.6% 5 1.9% 4 1.5%

3 1.1%

CRS44 12 9 8

6 FN5 4 3 2

1  

MCL 10/17 58.8% 2

CRS4  

 

8.2 BCM-001  

42/46 91.3%

Grade 10% 57  

 
57 10% BCM-001  
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 %  
 

PT 
MedDRA ver.21.0  

1 36  3 10  46  

Grade Grade 3  Grade Grade 3  Grade Grade 3  

 36 100.0  34 94.4  10 100.0  9 90.0  46 100.0  43 93.5  
       

 32 88.9  30 83.3  9 90.0  9 90.0  41 89.1  39 84.8  
 18 50.0  11 30.6  8 80.0  7 70.0  26 56.5  18 39.1  

 16 44.4   9 25.0  9 90.0  7 70.0  25 54.3  16 34.8  
  8 22.2   8 22.2  9 90.0  8 80.0  17 37.0  16 34.8  

  9 25.0   7 19.4  0 0  9 19.6   7 15.2  
FN  8 22.2   8 22.2  0 0  8 17.4   8 17.4  

1 2.8  1 2.8  4 40.0  2 20.0   5 10.9  3 6.5  

0 0 1 10.0  0 1 2.2  0 

0 0 1 10.0  0 1 2.2  0 
      

19 52.8  0 1 10.0  0 20 43.5  0 
2 5.6  0 4 40.0  0  6 13.0  0 
2 5.6  1 2.8  1 10.0  0 3 6.5  1 2.2  

0 0 1 10.0  0 1 2.2  0 

0 0 1 10.0  0 1 2.2  0 
0 0 1 10.0  1 10.0  1 2.2  1 2.2  

       
CRS 14 38.9  2 5.6  5 50.0  0 19 41.3  2 4.3  

 4 11.1  0 2 20.0  0  6 13.0  0 
      

 7 19.4  0 1 10.0  0  8 17.4  0 
 5 13.9  1 2.8  1 10.0  0  6 13.0  1 2.2  
 5 13.9  0 1 10.0  1 10.0   6 13.0  1 2.2  
 4 11.1  1 2.8  0 0  4 8.7  1 2.2  

2 5.6  0 1 10.0  0  3 6.5  0 
0 0 1 10.0  0  1 2.2  0 
      

 7 19.4  0 0 0  7 15.2  0 
 5 13.9  1 2.8  0 0  5 10.9  1 2.2  
 4 11.1  3 8.3  0 0  4 8.7  3 6.5  

0 0 1 10.0  0  1 2.2  0 
      

0 0 1 10.0  0  1 2.2  0 
      

 6 16.7  0 1 10.0  0  7 15.2  0 
 5 13.9  1 2.8  1 10.0  0  6 13.0  1 2.2  

1 2.8  0 1 10.0  0 2 4.3  0 
      

 4 11.1  0 0 0 4 8.7  0 
 4 11.1  0 0 0 4 8.7  0 

      
1 2.8  0 1 10.0  0 2 4.3  0 
1 2.8  0 1 10.0  0 2 4.3  0 

      
 4 11.1  0 0 0 4 8.7  0 

2 5.6  0 1 10.0  0 3 6.5  0 
1 2.8  1 2.8  1 10.0  1 10.0  2 4.3  2 4.3  

       
  6 16.7  3 8.3  1 10.0  0  7 15.2  3 6.5  

2 5.6  2 5.6  1 10.0  0 3 6.5  2 4.3  
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 %  
 

PT 
MedDRA ver.21.0  

1 36  3 10  46  

Grade Grade 3  Grade Grade 3  Grade Grade 3  

 0 0 2 20.0  0 2 4.3  0 
 0 0 1 10.0  0 1 2.2  0 

 

      

 0 0 1 10.0  1 10.0  1 2.2  1 2.2  

 

20/46 43.5% 2 CRS7

15.2% 5 10.9% FN 4 8.7%

2 4.3% CRS7

5 4 FN3

2  

 

9. 
9.1  

 

 

9.2 GCP  

CTD 5.3.5.2.3 GCP

 

 

10. 1

B

DLBCL PMBCL tiNHL HGBCL FL3B
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2

 

3 2 1  

 

 
  

  

  

 2 6 22  

 

 

 

 

 

1.  

20 12 25 20 8  

 

1.1  

1 6.R.2 DLBCL

PMBCL HGBCL tiNHL FL3B 017001 BCM-001

DLBCL PMBCL HGBCL tiNHL FL3B

 

 

 

 

1.2  

1 6.R.3

CRS γ-

TLS

 

DLBCL PMBCL HGBCL tiNHL FL3B
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AP activator protein  
ATCC American Type Culture Collection  
AUC0-28 Area under the concentration-time curve 

through 28 days after infusion 
28  

BAV bovine adenovirus  
BCMA B-cell maturation antigen B  
BCM-001

 
 JCAR017-BCM-001  

BPV bovine parvovirus  
BRSV bovine respiratory syncytial virus RS  
BSA bovine serum albumin  
BTV bluetongue virus  

  cell  
BVDV bovine viral diarrhea virus  
CAR chimeric antigen receptor  
CD cluster of differentiation  

CD19 CAR  CD19  
CI confidence interval  
CLL chronic lymphocytic leukemia  
Cmax Maximum observed concentration  
CMV cytomegalovirus  
CPE cytopathic effect  
CQA critical quality attribute  
CR complete response  
CRS cytokine release syndrome  
CT computed tomography  
DLBCL diffuse large B-cell lymphoma B  
DLT dose-limiting toxicity  
DOR duration of response  
EBV Epstein-Barr virus  
ECOG PS Eastern Cooperative Oncology Group 

performance status 
 

 
   

EGFRt Truncated epidermal growth factor receptor  
EOP end of product cell  
FBS fetal bovine serum  
FL3B follicular lymphoma grade 3B 3B 
FMC63 scFv  CD19

FMC63
 

FN febrile neutropenia  
GC genome copy  
HAD haemadsorption  
HAV hepatitis A virus A  
HBV hepatitis B virus B  
HCV hepatitis C virus C  



 

ii 
 

HEV hepatitis E virus E  
HEK293T/17

 
human embryonic kidney 293T/17 293T/17 

HGBCL high grade B-cell lymphoma B  
HHV human herpes virus  
HIV human immunodeficiency virus  
HSCT hematopoietic stem cell transplant  
HSV herpes simplex virus  
HTLV human T-cell leukemia virus T  
IBRV Infectious bovine rhinotracheitis virus  
ICU intensive care unit  
IFN-γ interferon-gamma γ 
Ig immunoglobulin  
IHC immunohistochemistry  
iiNT   
IL interleukin  
Juno  Juno Therapeutics, Inc.  
K562    
LD  Lymphodepleting chemotherapy  
LTR long terminal repeat  
MCB master cell bank  
MCL mantle cell lymphoma  
MedDRA Medical Dictionary for Regulatory Activities 

Japanese version 
ICH  

   
MRC-5    
NCCN National Comprehensive Cancer Network  
NCCN

 
National Comprehensive Cancer Network 
Clinical Practice Guidelines in Oncology, B-
Cell lymphomas 

 

NFAT nuclear factor of activated T-cells T  
NF-κB nuclear factor kappa-light-chain-enhancer of 

activated B cells 
B κ

 
NHL non-Hodgkin lymphoma  
NHP non-human primate  
NK  natural killer cell  
NKT  natural killer T cell T  
Nur77 nuclear hormone receptor-77 -77 
OS overall survival  
PAS  Primary analysis set  
PAV porcine adenovirus  
PBMC peripheral blood mononuclear cell  
PD progressive disease  
PET positron emissiom tomography  
PFS progression free survival  
PI3 parainfluenza-3 3  
PMBCL primary mediastinal large B-cell lymphoma B  
PPV porcine parvovirus  
PR partial response  
PCNSL Primary DLBCL of the CNS B



 

iii 
 

 
PT preferred term  
PVB19 human parvovirus B19 B19 
QbD quality by design  
qPCR quantitative polymerase chain reaction  

   
 

 

RABV rabies virus  
RCR replication competent lentivirus  
REO reo virus  
RRE Rev-responsive element Rev  
scFv single-chain variable fragment  
SD stable disease  
SMQ standardised MedDRA queries MedDRA  
SV40 simian virus 40 40 
TFL transformed follicular lymphoma  
TGEV transmissible gastroenteritis virus  
tiNHL transformed indrent non-Hodgkin lymphoma  
tmax Time to maximum observed concentration  
TLS tumor lysis syndrome  
TNF tumor necrosis factor  
TSE transmissible spongiform encephalopathy  
Vero    
VSV-G glycoprotein of the vesicular stomatitis virus  
WCB working cell bank  
WHO World Health Organization  

    
   

 
Cyclophosphamide Hydrate  

   
 Cetuximab Genetical Recombination   
 Tocilizumab (Genetical Recombination)  
 Fludarabine Phosphate  

   
 
 




