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(Lancet Oncol 17: e78-80, 2016)
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Rare Diseases: Common Issues in Drug Development
Guidance for Industry

(http://lwww.fda.gov/downloads/Drugs/GuidanceComplianceRegulat
oryInformation/Guidances/UCM458485.pdf)

« EMA

COMMITTEE FOR MEDICINAL PRODUCTS FOR HUMAN
USE

GUIDELINE ON CLINICAL TRIALS IN SMALL
POPULATIONS

(http://www.ema.europa.eu/docs/en_GB/document_library/Scientific
_guideline/2009/09/WC500003615.pdf)
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(http://law.e-gov.go.jp/announce/H25H0O111.html)


http://law.e-gov.go.jp/announce/H25HO111.html

The International Rare Cancers Initiative
2011

International Rare Cancers Initiative
Aspiring to improve the lives of patients with rare cancers
)
1 - .
About the initiative Rare Cancer Types Contact us Publications
1

Ra re Cance I's IRCI Progress Report and

Newsletters

— AL ¢
™. Newsletter 2015 Q1
"L IRCI Progress Report
" Newsletter 2014 Q2
" Newsletter 2013 Q4
L. Newsletter 2013 Q2

™. Newsletter 2012 Q4

fibrolamellar

I R C I Together, rare cancers account for more than 20% of all cancer diagnoses. This is more than any single
common cancer. Unfortunately, the average outcorne for patients with a rare cancer is inferior to those
with more comman cancers. In an attempt to address this issue, the International Rare Cancers Initiative
(IRCI) was established early in 2011.

o o [NHS|

o EE“STIE%%?:H & EORTC 7 n\} National Cancer Institute (USA)  NCIC Ciinical Trials Group National Institute for

. = . k¥ UK ; AN NA Mational Institutes of Health NCIC Groupe des essais clinigues Health Research
(http://www.irci.info/) ™ - B .


http://www.irci.info/

GIST

Imatinib
EORTC (Lancet, 2004)
US, Canada (J Clin Oncol, 2008)

Imatinib

French Sarcoma Group (J Clin Oncol,
2007)

French Sarcoma Group (Lancet Oncol,
2010)

Imatinib
US, Belgium (Lancet, 2006)
US, Germany (Lancet, 2013)
Germany, France (Ann Oncol, 2012)
Imatinib
US, Canada (Lancet, 2009)
Finland, Germany (JAMA, 2012)

EORTC (J Clin Oncol, 2015)

473
746

182

434

312
199
248

778
397
908

56 (13)
148 (2
19 (1
19 (1)
56 (11)
57  (17)
50  (13)
230 (2
24  (4)

112 (12)

1

1

11

2
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1) Basket Trial

*
A*
B* — —
*
D* Vemurafenib BRAF (+)
N BRAF

2) Umbrella Trial

(N Engle J Med 373, 2015)

|

Actionable| |

|
mutation | Study

Genetic
sequencing
PTEN IHC

detected | agent

NCI-MACH trial
(Molecular Analysis for Therapy Choice)

Stable
disease,

| complete or

partial
response
(CR+PR)!

Continue on
study agent
until
progression

PD

Check for additional
actionable
mutations?

Yes

2015 8

No additional
actionable

(https:/lwww.cancer.gov/about-cancer/treatment/clinical-trials/nci-supported/nci-match)

mutations, or
withdraw consent

e


https://www.cancer.gov/about-cancer/treatment/clinical-trials/nci-supported/nci-match
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FIP1L1-PDGFRa(+)
LAR

(http:/lwww.mhlw.go.jp/stf/shingi/other-iyaku.htm|?tid=128701)


http://www.mhlw.go.jp/stf/shingi/other-iyaku.html?tid=128701
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Liposomal
Doxorubicin

Paclitaxel 1

(http://lwww.mhlw.go.jp/file/05-Shingikai-12404000-Hokenkyoku-Iryouka/0000078094.pdf)


http://www.mhlw.go.jp/file/05-Shingikai-12404000-Hokenkyoku-Iryouka/0000078094.pdf
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