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• Ultra rare sarcomas are an exemplar of ultra rare cancers in 

general

• There is an urgent need to address the issues that are a 

consequence of low patient numbers

▪ Difficulty in accruing patients in clinical trials – making randomisation 

problematic

▪ Lack of interest from commercial drug developers

▪ Gaps in knowledge of natural history of the disease

▪ Gaps in knowledge of the biology of the disease – especially in those 

histologies with high phenotypic and genotypic heterogeneity

Areas of agreement



• Regulatory pathways are better suited to diseases where there is 

less uncertainty in knowledge (i.e. more patients, randomised 

controlled trials etc)

• Clinicians and academics in the ultra rare sarcoma space may be 

less familiar with regulatory requirements

• Programs such as ACCELERATE can help bring together 

regulators, patients, clinicians and pharma to speed up and 

deepen collaboration

• Need to prepare for the positive changes that may arise from the 

new pharma regulation (e.g. article 48, article 164, article 84 etc)

Areas of agreement…



Areas of challenge - objectives

• How to integrate non-traditional data streams (e.g. 

prospective registries, new trial designs etc) into 

regulatory decision making without compromising 

regulatory standards

• How to strengthen non-randomised data collection (e.g. 

pre-specification)

• Building a collaborative environment – agile, regular 

meetings, co-creation (e.g. PUSH)
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Agenda for today



The bottom line…

There are very high unmet patient 

needs that demand that we act 

together to affect change – and that 

we do this quickly and rigorously
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