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Public funding

Definition?
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● Comes from:

➢ Governmental money

➢ Foundations (private & public)

➢ Crowdfunding

➢ Health Insurers

➢ Companies (CSR)

● Outcome:

➢ No (monetary) ROI

➢ Serves the public (health)



Societal return

For patients and 

governments
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● added therapeutic value

➢ the incremental “therapeutic value” brought by a 

new drug or intervention compared with the best 

available treatment options already on the market 

(IP/A/ENVI/2014-17 June 2015 PE 542.219). 

➢ Overall survival of at least 4-6 months (“Pricing of 

cancer medicines and its impacts” Geneva: World 

Health Organization; 2018) 

➢ Quality of Life

● unmet needs: rare cancers

● Affordability/accessibility



Why is public funding a 

necessity?

Current “private”system focuses on ROI first

Need for a complementary “public” development pathway
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Cancer treatment development drivers



• 68 indications with EMA approval

• 51% showed sign of improvement in survival and quality of life

• 5 year follow-up

• Magnitude of benefit of overall survival = 2.7 months
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JAMA Otolaryngology–Head & Neck Surgery December 2014 Volume 140, 

Number 12
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Where is public clinical research required?
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DEVELOPMENT
➢ (generic) drug repurposing

➢ Autologous cell therapy

ACCESS
➢ Registration trials, pivotal trials

➢ De-escalation trials, therapy optimisation trials

➢ Cancer registries, real-world data



Identify where non-commercial drug 

development is desirable

Drug rediscovery, cell and gene therapy
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A good example:

The Netherlands

Commissioned by Minister Schippers to RVS, 2016



Hard repurposing: build on of the increasing

knowledge of the tumor biology 

Microenvironment: immunological, metabolic, 

inflammatory pathways

Soft repurposing: unmet needs in rare cancers, 

especially paediatric oncology 11Pantziarka et al. 2018, ecancer 2018,12:886 
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Off-label 

Use

1 Rebranding cannot be combined with label extension; 2 Both philanthropic and governmentally-funded development; 3 One 

additional year of market exclusivity if new indication is registered in first 8 years and brings significant clinical benefit over 

existing therapies; 4 Currently, label extension can only be obtained by the market authorisation holder,  label extension by third 

parties is not yet an option in the EU legal framework; 5 Public promotion: adoption in clinical guidelines, communication with HTA 

and national reimbursement bodies 

Public 

promotion5

Authorised repurposing 

candidate drug

On-patent Off-patent

Use ‘as-is’ Use ‘as-is’Reformulation

Commercially-driven development
(use of IP protection, rebranding1, and/or other 

incentives)

Publicly-driven

development 2

New market 

authorisation

Commercial 

Marketing

Label extension
3,4



Due to this lack of monetary incentive, 

“generic drugs found to work for a new 

disease are in a state of purgatory,” says 

Wegner. Indeed, no generic drug has ever 

been approved for a new indication by a 

manufacturer without modification of the 

drug’s delivery or its dose, which would 

provide renewed patent protection. 

Someone needs to step up to help move 

preliminary findings about these cheap 

and available drugs into the clinic where 

they can help patients, Wegner adds. 

“This is where foundations, advocacy groups, 

and the NIH can play a huge role.”

Craig Wegner, Astra Zeneca
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What should change?

Collaboration between government and philanthropy: “public” 

Adapt the regulatory/legal system (EU, US )             
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Supplemental NDA

21CFR314.70 
((b)(2)(v)(A))
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‘‘(c) SELECTION OF DRUGS FOR UPDATING.—If the Secretary determines, with respect to a covered drug, that the available 

evidence is sufficient to meet the standards under section 505 for adding information to the labeling or modifying information in the 

labeling regarding the use of the covered drug, the Secretary may initiate the process under subsection (d)
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Type 2 variation (C.I.6)

Annex II Reg. (EC) No 
1234/2008
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Regulatory Changes needed

STAMP
(Safe and Timely Access to Medicinal Products expert group within DG Santé B5):
Approved proposal for a framework to support not-for-profit organisations in drug 
repurposing within the current legislation through Scientific Advice (SA)

Preclinical 
research / data

Clinical research
Evaluated by EMA

□ Authorisation (EMA)
□ Reimbursement (HTA)
□ Clinical adoption 

(guidelines)

Novel anticancer 
therapies

Repurposing candidate

Well-known, authorised compound 
Good toxicology
High level of evidence of anticancer activity

!
Need for policy actions

Clarify regulatory pathways for development of repurposed drugs and facilitate 
patient access to treatments

Off-label use
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“As a society we need to ensure that we do not leave 

any reasonable opportunity for anticancer treatment 

untapped”
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Europe (EFSA) Food Supplements

directive

JAMA, May 15, 2013: clinical trial for age-related

macular degeneration

➢ more than 3000 patients randomized

➢ antioxidant vitamins C and E, lutein, zeaxanthin , 

and zinc and cupper (specific dosing)

• Investigation of 11 products from 5 top-

selling brands making claims  on vision

and eye health

• Claims are made for primary prevention: 

unproven

• 4 products: lower doses

• 4 products: additional compounds

Directive 2002/46/EC:

Article 6

1. For the purposes of Article 5(1) of Directive 

2000/13/EC,the name under which products covered 

by this Directive are sold shall be ‘food supplement’.

2. The labelling, presentation and advertising must 

not attribute to food supplements the property of 

preventing, treating or curing a human disease, or 

refer to such properties

US: Dietary supplements: not regulated 

for safety and efficacy under the DSHEA  

of 1994

NUTRACEUTICALS: “Winnowing the Chaff of Charlatanism from the Wheat of Science”



Conclusion
• Public funding is essential in a health system that centres on patient benefit.

• Valuable treatment options are not developed if there is no monetary incentive for 

the private sector to invest in the trials.

• Public funding is required not only for development of innovative treatments

neglected by pharma but also to make these therapies accessible (on-label drugs) 

and affordable for all patients.     
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Thanks to the ACF team.

Thank you for your attention.

Any questions?
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“Never doubt that a small group of 

thoughtful, committed, citizens can 

change the world.

Indeed, it is the only thing that ever 

has.”

― Margaret Mead
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Back-up slides
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