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Rareriumoursin  Europe

CHAEREENGESTAND SOLUTIONS

115 -13:15  PARALLEL BREAKOUT SESSIONS INCLUDING WORKING LUNCH

Rare tumours: Methodological and Regulatory Challenges
Chair: Paolo Caseli £SMO - Co-Chair: Jan Uikemark, Swedish Medicines Agency

The orphan drugs approval process - Filippo De Browd. European nstitude of Oncology

Current guidelines on efficacy assessment In the EU - Jordanks Gravanis, EMEA

Strategies for rare tumours In medical statistics - Poclo Bz, National nstitute for Cancer Research of Gonoa
A parliamentary perspective - Jolanta Dickute, MEP

Discussion

Workshop |

Rare tumours: Organisational Challenges
Chair: Jean-Yves Blay, Conticonet - Co-Chaln Bertram Wiedenman, Charitd University Hospitol Berlin

The challenge of rare tumours treatment in the EU - Aeter Hahenberger, University of Heldelberg

The role of patient advocacy groups - fan Gelssler, Evropean Cancer Patient Conlition

Developing networks In hematology - Rikdiger Hehimann, Leukearia Network

Examples of overcoming the barrlers - Thor Alvegand, Scandinavian Sarcoma Group & Markus Wartenberg,
Sarcoma Patients furoNet

Discussion

Workshop Il

Rare tumours: Patient Access Challenges
Chair: Kathy Redmond, Cancer Warld - Co-Chair: Flaminia Macchia. Eurardis

Challenges and barriers: An overview - Yamn Le Cam, Euvordis
Lving with a rare tumour: a patient story - £ifa Pybus, Memingiama UK
Discussion

Workshop 1l



Rarerliumoursiin Europe
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Recommendations Addressing
Regulatory Barriers in Rare Cancer Care

We:

1. Acknowledge that while the process for establishing the efficacy of new
medianes is in pnnciple the same for all cancers, the strength of the evidence ~
intended as level and quality of evidence and statistical precision - that is
achievable in common cancers is difficult to achieve in rare conditions and,
therefore, a higher degree of uncertainty should be accepted for regulatory as
well as dinically informed decision-making.
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11.

Encourage clinical studies in rare cancers that would provide data
that supports rational, patient-shared, clinical decision-making,
whilst acknowledging this as an essential means to overcome
uncertainty surrounding patients’ immediate clinical needs.
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17.

Call for increased integration of local, national and European
centres of expertise into European reference networks, based
on specific criteria as set out in the Commission’s proposed
Directive on the application of patients’ rights in cross-border
healthcare , in order to provide the necessary sound
organisational structures for more efficient clinical research and
early transfer of research data into clinical practice, thus
improving the clinical management of rare cancers.



From the reference center...
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research
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implicit rationing
failures in routine care



Reference network

= expertise
=  multidisciplinarity
= research




Collaborative networks




Extra medical time!
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7.

Call upon the research community to consider using a Bayesian
approach for the design of clinical trials whenever well-
powered randomised trials are not feasible due to the low
incidence of the cancer entity and granted that sufficient
information is available on the specific disease entity to empower
such statistics (e.g. other clinical studies, biological evidence,
analogies with more frequent diseases, the natural history of the
disease, etc.). A mechanism for consensus development for
definition of prior probability distributions should be devised.



PHILOSOPHICAL
TRANSACT LONS:

LII. An Effay towards folving a Problem in
the Doétrine of Chances. By the late Rev.
Mr. Bayes, F. R.S. communicated by Mr.
Price, in a Letter to John Canton, 4. M.
F.R. S.

Dear Sir,

Read Dec. 23, J Now fend you an effay which I have

1763 found among the papers of our de-
ceafed friend Mr. Bayes, and which, in my opinion,
has great merit, and well deferves to be preferved.
Experimental philofophy, you will find, is nearly in-
terefted in the fubje& of it; and on this account there
feems to be particular reafon for thinking that a com-
munication of it to the Royal Society cannot be im-

proper.

Mr. Bayes & Mr. Price. Phil Trans 1763;53:370




The Bayes theorem...

P[A|B] = P[A] x P[BIA]
P[B]

Mr. Bayes & Mr. Price. Phil Trans 1763;53:370






The preclinical rationale
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Prior probability
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clinical decision-making
methods to combine evidence
new study designs

surrogate end points
organization of studies
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Rare cancers are not so rare: The rare cancer burden in Europe

Gemma Gatta ™', Jan Maarten van der Zwan *, Paolo G. Casali ¢, Sabine Siesling ®,
Angelo Paolo Dei Tos *, Ian Kunkler ¢, Renée Otter °, Lisa Licitra /, Sandra Mallone 9,
Andrea Tavilla 9, Annalisa Trama “, Riccardo Capocaccia Y, The RARECARE working group
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Eur J Cancer 2011;47:2493




Incidence <6/100,000/y Incidence <15/100,000/y Prevalence <50/100,000

= rare (‘ter 1%

+ B = rare (‘ter 2)
=] = froquent

Casali PG et al, 2012, submitted



«Families» of rare cancers

NON CUTANEOUS MELANOMA

SKIN - Rare

THORACIC - Rare
UROGENITAL - Rare
FEMALE GENITAL - Rare
MALE GENITAL
NEUROENDOCRINE
ENDOCRINE ORGAN
CNS

SARCOMAS

DIGESTIVE - Rare

HEAD & NECK - Rare
HEMATOLOGICAL - Rare
PEDIATRIC






Personalized medicine in oncology:
the future is now

Hichard L. Schivshy
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PROJECTED COSTS OF TOTAL U.S. CANCER CARE, 2010-20

2% increase in annual costs

Current trends in incidence
and survival, projected
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Malakoff D, Science 2011;331:1545


















CERS
PE

Joining forces for action

R
CAN
EUEO

www.rarecancerseurope.org

Paolo G. Casali
paolo.casali@istitutotumori.mi.it

GOOD SCIENCE
BETTER MEDICINE
BEST PRACTICE

European Society for Medical Oncology



