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BACKGROUND
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TO FIGHT  DISCRIMINATION 

AGAINST RARE TUMOURS
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MOST EXTREMELY RARE
De Pinieux G et al, Plos One 2021

>90 MALIGNANCIES
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RARITY & HETEROGENEITY

Limited 
 preclinical / clinical / epidemiological 

data 

R unfeasible

Lower level 
of the available evidence

Larger degree of uncertainty
in clinical decision

Few treatments available

Off-label

Less attractive 
for the industry

(expecially for agents 
already approved in other indications)

Less funding

Regulatory issues 

Few (sponsored) prospective clinical studies

Few approved drugs
Inconsistency

in pt care and 

Pt discrimination
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AGREE ON A DEFINITION

ULTRA-RARE SARCOMA
INCIDENCE </= 1/1,000,000/year

Stacchiotti S et al, Cancer 2021
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Stacchiotti S et al, Cancer 2021
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Stacchiotti S et al, Cancer 2021

soft tissue, 56 types                     bone, 22 types  

20% of pts 

with soft tissue  bone sarcoma 
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ASPS   
CEDIRANIB VS PLACEBO
CEDIRANIB VS SUNITINIB 

R

R
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Crizotinib Inflammatory myofibroblastic tumor (all 
ages)

Tazemetostat Epithelioid sarcoma 

nab-Sirolimus PEComa

NTRK-rearranged sarcomas

Pexidartinib Tenosynovial giant cell tumor

Crizotinib   

Larotrectinib
Entrectinib

NTRK-rearranged sarcomasLarotrectinib
Entrectinib

Inflammatory myofibroblastic tumor
(paed pts)

Avapritinib PGDFRA D842V GIST

Avapritinib PGDFRA D842V GIST

Atezolizumab Alveolar Soft Part Sarcoma
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Annals of Oncology 2021

STANDARD OF CARE
SURGERY
RADIATION THERAPY
SYSTEMIC THERAPIES 

ANTHRACYCLINES
IFOSFAMIDE
TRABECTEDIN
PAZOPANIB
(ERIBULIN)
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Pushing Ultra Rare Sarcoma towards Hope 
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WORKING ALONGSIDE WITH THE REGULATORY AGENCIES
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THANK YOU!

Silvia Stacchiotti
Silvia.Stacchiotti@istitutotumori.mi.it
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TO FIGH  DISCRIMINATION 

AGAINST RARE TUMOURS

OPTIMAL STUDY DESIGN

and 

BEST USE OF AVAILABLE DATA
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AGREE ON A DEFINITION



Classified as public by the European Medicines Agency 

AGREE ON A DEFINITION R
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