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PDAC FERRAA FDA>PMDA  PNET AN HIES FDA>PMDA

* Gemcitabine(Gemzar®) 6Yrs * Sunitinib(Sutent®) 2011 >2013 2Yrs

- Gem+Erlotinib(Tarceva®) 5Yrs * Everolimus (Afinitor®)2011>2012  1Yr

« FOLFIRINOX 2Vrs * Lanreotide(Somatuline®)2015>2017 2Yrs

« Gem+Nab-Paclitaxel(Abraxane®) 2Yrs * 177 Lu-PRRT (Lutathera) 2018 >2021 3Yrs

° i ®

. Eemfrol:u-r;?/b.t(KEth;uda ) 1\3 . Cap+Tem 2018> 2 K
arotrectinib(Vitrakvi®) ' * 67Ga Scan 2016>7 KA

e Liposomal Irinotecan (Onibyde®) 2Yrs

e Olaparib(Lynparza®) 1Yr

Bec DEZIE, HARRIRAGE

~No v oo 04F




Rare Cancers Europe Multi-Stakeholder Steering Committee
ESMO RCE

E

C
U

Mm>oX>>0

N
0

C
P

E
E

RS

Patietz

2017-09-11 Patient Advocates working with ESMO Public Policy,
Medical Professionals, Pharmaceutical Companies

Pharma

1

= i-;J - = §
a 4

Patint




RARE CANCERS JAPANM:%3i7 (2018)

** Make a difference for RC patients, to improve
survival, for whom drug development has lagged in
relation to major cancers.
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55% indicated that more research in RC is needed

mODNADHRNDLE

66% indicated that more drugs are needed (lag

behind major cancers). FrEEAIZLLY

35% indicated that they look forward to Precision

Medicine. 5 /1
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NEED MORE CLINICAL TRIALS?
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10% of patients have participated in a clinical trial
12| ERICSILI=CENH S

63% of patients said they would participate in the
clinical trials. (‘\
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Progress: MASTER KEY PROJECT

Number of Reqistered Patients
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Progress of Clinical Trials

Sponsor Target population Study drug Progress Open date Trial ID
1 Pharma BRAF V600E Dabrafenib + Trametinib  Active, not recruiting ~ 2017/11 Jilpci?f); I(—éﬁi?
2 NCCH dMMR/MSI-high Nivolumab Active, not recruiting 2018/4 IMA-11A00344
3 NCCH Allrare cancers Nivolumab Active, not recruiting 2018/4 IERIRTTEED
4 NCCH HER2 Carcinosarcoma DS-8201a Active, not recruiting 2018/1 UMIN000029506
5 NCCH ALK Alectinib Ongoing 2018/7 IMA-11A00364
6 Pharma Malignant mesothelioma Ad-SGE-REIC Terminated 2018/8 JapicCTI-184040
7 Pharma Adenoid cystic carcinoma Liposomal Eribulin Active, not recruiting 2018/8 T E-7IeE)
8 NCCH MDM2 intimal sarcoma DS-3032b Active, not recruiting ~ 2018/12 IMA-11AD0402
9 Pharma NTRK fusion pediatric Larotrectinib Active, not recruiting 2019/10 JapicCTI-194842
10 NCCH NK/T-cell lymphoma, nasal Atezolizumab Ongoing 2020/1 JRCT2031190177
11 Pharma FGFR alteration solid cancers Futibatinib + Active, not recruiting 2020/1 JapicCTI-195063
Pembrolizumab
12 NCCH Pediatric Solid tumor DS-3201b Ongoing 2020/3 jRCT2031190268
13 NCCH Alveolar soft part sarcoma Atezolizumab Active, not recruiting 2020/5 jRCT203120004114
14 Hyogo Malignant mesothelioma Nivolumab Ongoing 2020/10 JRCT2051200062
(non-pleural)

15 Kindai Cancer of Unknown Primary Nivolumab Ongoing 2021/5 jRCT2051200146
16 NCCH FGFR alteration solid cancers E7090 Ongoing 2021/6 jRCT2031210043
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RCJ: Rare Cancer Symposium at JSCO=JSMO annual meeting
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Rare cancers Europe: Rare cancers and ongoing networking efforts in Europe

W Paolo G, Casali (Adult Mesenchymal Tumour Medical Oncology Unit, Istitute Mazionale Tumori, Ttaly)
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MR A a1—4 I RAE HERYDER G378

[ O Drug Name Global Drug Name Global
(6mB) (12mB) Status Status
i abequolixron Phase Il
Drug Name Global Status Drug Name Global famitinib Phase Il AdVince Phase Il
Status TM-11 Phase lll
i bermekimab  Phase |
erfonriimab  Phase llI Gonitumab — Lutetium—177 Phase I e
fibromun Phase IlI _ Octreotate, foslinanib Phase |l
LB-100 Phase || racemetyrosine Phase Il Point HBM-4003 Phase I
Vigil, Gradalis ~ Phase IlI melphalan  Phase |l JBL802 Phase I
milciclib Phase Il BIO-11006 Phase || hydrochloride,
A Delcath leramilimab Phase |l
PT-112 Phase I CC-115 Phase Il Novaf Ph i . b oh i
ovaferon ase miranserti ase
topotecan Phase Il riDe-Shv S8 phasel onatasertib Phase |l
hydrochloride INCB-57643 Phase Il octreotide, Phase lll
derivative, iopofosine Phase Il Camurus ORM-2110 Phase II
NK-92, Phase || ofranergene  Phase lll pelcitoclax Phase ||
Nantkwest obadenovec PEN-221 Phase |l
pelareorep Phase I ONC-201 Phase Il
i Ph i Provecta Phase Il
seclidemstat ase ;
paltusotine Phase lll RYZ-101 Phase Il
/55-'\*4-" . E*T‘E%ﬁﬁq:l abemaciclib Phase Il
rigosertib Phase I SARTATE __ |Phase |l
somatostatin  Phase Il
RRx-001 Phase Il
spartalizumab Phase Il
veliparib Phase lll

tarlatamab Phase Il

tirapazamine Phase Il

—_ veldoreotide  Phase I
%Eﬂ%((_g L/_CLV::I:L\ VSV IFNb Phase Il
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Drug
aldoxorubicin

Target
Doxorubicin prodrug

avasopasem manganese SOD mimetic

batiraxcept

buparlisib
catumaxomab

cisplatin, Medicelle

datopotamab
deruxtecan

dendritic cell vaccine
Tella

devimistat

dociparstatsodium

enzastaurin

erfonrilimab

eryaspase

etrumadenant

ganitumab

gemcitabine ProTides

GAS6-AXL inhibitor

Pan-PI3K inhibitor
anti-CD3Xanti-EpCAM Bite

Cisplatin nanocarrier formulation

Anti-TROP2 ADC

DC vaccine

inducer of cancer-specific inhibition of
PDC E1-alpha and KGDH

non-anticoagulant 2-0, 3-0 desulfated
derivative of heparin

inhibitor of protein kinase C1R

bispecific antibody targeting both PD-
L1 and CTLA-4

asparaginase encapsulated in red
blood cells
dual adenosine A2aR/A2bR antagonist

mAb against the insulin-like growth
factor-1receptor

prodrug of gemcitabine

Drug
glufosfamide

hafnium oxide
nanoparticle

imetelstat

IMM-101
irinotecan liposome,

itacitinib

ivonescimab

larotinib, HEC Pharm

magrolimab

marizomib

mavorixafor

MesoPher

motixafortide

nirogacestat

NIS-793

Novaferon

Target
alkylating agent

hafnium oxide nanoparticle

antagonist oligonucleotide targeting
telomerase

heat-killed Mycobacterium obuense
irinotecan liposome

JAK1 kinase inhibitor

anti-PD-1/VEGF bispecific antibody

pan-ErbB inhibitor
Anti-CD47

orally-active proteasome inhibitor

CXCR4 antagonist

autologous dendritic cells pulsed with
allogeneic tumour cell lysate

CXCR4 antagonist peptide
gamma-secretase inhibitor
anti-TGF-B MAb

novel interferon-like protein

Drug
oleclumab

opaganib

oregovomab

paclitaxel, MediGene
pamrevliumab

pegargiminase

relacorilant

rigosertib

RRx-001

sabizabulin

SHR-1701

Tedopi

upamostat

veliparib

Xevinapant

zolbetuximab

Target
antibody for CD73 activity

sphingosine kinase-2 (SK-2) specific inhibitor

anti-CA 125 Mab

nanoparticle formulation of paclitaxel
anti-CTGF antibodies

pegargiminase

antagonist of the glucocorticoid Il (GR-I1)
receptor

Kinase inhibitor
downregulates the CD47/SIRPa axis

chemotherapy agent targeting nontaxane
microtubule

PDL1/TGF beta antibody

vaccine designed to bind with HLA-A2 and
TCR

serine protease and trypsin-3 inhibitor
PARP inhibitor
small molecule mimetic of Smac

MAb targeting claudin 18.2

% BARTHEERMEPR 3 mBE
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FDALSEREESEEZERODVUA METDICESH (20164F)

Active Ingredient Approval Date Approval Year
Nusinersen 12/23/2016 2016
Rucaparib 12/19/2016 2016
Crisaborole 12/14/2016 2016
Bezlotoxumab 10/21/2016 2016
Olaratumab . 10/19/2016 . 2016
Eteplirsen 9/19/2016 2016
Lixisenatide 7/27/2016 2016
lifitegrast ophthalmic solution 7/11/2016 2016
sofosbuvir and velpatasvir 6/28/2016 2016
obeticholic acid 5/27/2016 2016
Daclizumab 5/27/2016 2016
Atezolizumab 5/18/2016 2016
Pimavanserin a/79/20A 206
Venetoclax 4/11/2016 2016
defibrotide sodium 3/30/3016 2016
Reslizumab 3/23/2016 2016
Ixekizumab 3/22/2016 2016
Obiltoxaximab .3,1'18[2015 . 2016
Brivaracetam 2/18/2016 2016
elbasvir and grazoprevir 1/28/2016 2016
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