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Focus of the presentation

This will not be a technical presentation but rather an inspirational lecture on why clinical 

trial data sharing and research transparency matter for everyone involved in evidence-

based decision-making, from researchers to policymakers and healthcare professionals.

Your PhD work is therefore highly valuable, as it contributes to improving the quality of 

health decisions.



11 years ago



Advanced Therapy Medicinal Products 

(ATMPs)—such as gene therapies, cell 

therapies, and tissue-engineered products—

pose challenges for 

▪ Development

▪ Licensing

▪ Reimbursement

A couple of weeks ago

Call for 

radical transparency



Health decision-makers 

are blind to the totality of 

evidence…

Doshi BMJ 2013



Showell Cochrane Database of Systematic Reviews 2024

(update of Hopewell 2009)

…and only see the bright 

side of the moon 



Three examples 

How a lack of transparency affects 
- Patient safety

- Public funds

- Statistical validation



Example 1: antidepressants

Turner et al N Engl J Med 2008



Example 1: antidepressants

Risk–benefit ratio of antidepressants in adolescents

▪ overestimation of benefits 

▪ underestimation of harms, including suicidal thoughts and behaviors. 

When unpublished and selectively reported trial data were later considered, concerns 

emerged that the safety profile of these medications was less favorable than initially 

suggested.



Example 2: antivirals for influenza

UK Parliament 2014

Between 2006-07 and 2012-13, the UK 

Health Department spent £560 million 

on stockpiling two antiviral medicines for 

use in an influenza pandemic—£424 

million on Tamiflu and £136 million on 

Relenza.

https://committees.parliament.uk/committee/127/public-accounts-committee/news/182384/lack-of-consensus-over-how-well-tamiflu-actually-works/


Example 2: antivirals for influenza

Everything You Want to Know About Tamiflu is here https://www.bmj.com/tamiflu 

Tamiflu campaign – researchers, publishers, media

Open data campaign aimed to pressure companies into releasing the underlying clinical 

trial data for two globally stockpiled anti-influenza drugs

▪ WHO was recommending Tamiflu but had not vetted the underlying data.

▪ EMA approved Tamiflu, but had not vetted the underlying data.

▪ CDC was encouraging the use and stockpiling of Tamiflu on the basis of the 6-page 

manufacturer funded pooled analysis of 10 clinical trials, but had not vetted the 

underlying data (despite the FDA, which had vetted the underlying data, recognized the 

lack of efficacy on influenza complications).

https://www.bmj.com/tamiflu


Example 3: surrogate endpoints

Trialists and decision-makers like surrogate endpoints

▪ Depending on the disease or health area and definitions of a surrogate endpoint, 

between 17% and 78% of trials use surrogate endpoints as primary outcomes.

▪ Medicines are often licensed based on surrogate endpoints, especially in the case of 

accelerated and conditional approvals.

▪ Approximately 60% of new medicines and biologics approved by the US FDA in the last 

2 decades are based on surrogate endpoints.

"When Is a Surrogate Endpoint a Good Surrogate?"



Example 3: validated surrogate endpoints

Validated surrogate endpoint should show utility as both

▪ prognostic marker (patient-level surrogacy) — can the surrogate predict outcomes for 

individual patients?

▪ predictive marker (trial-level surrogacy) — can treatment effects on the surrogate predict 

treatment effects on the final endpoint?

Bujkiewicz et al Value in Health 2026 

But this is rarely feasible, so 

regulatory and Health 

Technology Assessment 

agencies may endorse other 

approaches as acceptable

solutions, but methodological 

recommendations vary 

considerably.

The optimal evidence base would include multiple RCTs with 

accessible participant-level data (IPD)



Are we doing enough to ensure clinical 

research data transparency?



WHO recommendations (2025)

Chan et al. Lancet Glob Health 2025



Transparency of clinical trials in the EU

▪ As of October 2016, the EMA publishes clinical data submitted by 

pharmaceutical companies to support their regulatory applications 

▪ New applications and COVID transparency measures (current step 1)

▪ Clinical study reports - detailed documents prepared by trial sponsors for 

regulatory agencies

▪ Methods and results (aggregate data, with few exceptions)

▪ EU transparency resources: EMA Clinical Data Portal and Clinical Trials 

Information System (CTIS)

https://www.ema.europa.eu/en/human-regulatory-overview/marketing-

authorisation/clinical-data-publication



Increase transparency of clinical trials 

in the EU

Karen Quigley on 14 November 2024 

https://www.ema.europa.eu/en/documents/presentation/presentation-clinical-data-publication-revised-

scope-updated-toolkit-k-quigley-ema_en.pdf



What is missing?

https://eur-lex.europa.eu/legal-content/EN/TXT/?uri=celex:32014R0536

▪ Clinical study reports available case-by-case and request-based, not fully open 

by default

▪ Heavily redacted (especially “commercially confidential information”), 

sometimes delayed or incomplete

▪ Non-drug health intervention studies (weaker mandatory registration, less 

systematic results reporting, more fragmented oversight across countries and 

disciplines)

▪ Routinely availability of participant-level data



Access to individual participant data
Promotion, incentives, 

resources

Explicit broad consent to 

sharing and re-use 

De-identification 

pseudo-

anonymised data

Data structured, described 

and formatted in standard 

ways to promote inter-

operability

▪ As open as possible, as closed as 

necessary to protect privacy and reduce 

misuse

▪ Explicit, reproducible, and transparent 
process

▪ Access to data and data 

objects

▪ Data repositories 

Metadata to promote discoverability

Ohmann et al BMJ Open 2018
www.corbel-project.eu/home.html



Vickers BMJ 2004
Banzi Trials 2019

Hale BMJ Open 2013

https://freebird.lshtm.ac.uk/home/

https://vivli.org/

https://yoda.yale.edu/

«naive» approach…

Collaborative approach…

Repositories…

Platform-based data sharing



Everyone should do their own part: 

funders

Access to individual participant data



Access to individual participant data

Everyone should do their own part: 

medical journals

www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-
trial-registration.html 
Taichman Annals Int Med 2017

https://www.bmj.com/about-bmj/resources-authors/article-types/data-
sharing

http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html
http://www.icmje.org/recommendations/browse/publishing-and-editorial-issues/clinical-trial-registration.html


Access to individual participant data

Voluntary!

https://www.efpia.eu/media/636913/clinical-trial-data-sharing-ecosystem.pdf

Everyone should do their own part: 

industries



Access to individual participant data

Everyone should do their own part: 

researchers (especially young researchers!!!)

…and more in general meta-researchers



Beyond clinical trial data, let’s make all 

types of data accessible and reusable



Routinely collected data as a complement to 

clinical trial data

Often insufficient to guide decision-

making, as they are inherently unable 

to assess the impact of treatments in 

‘real-world clinical practice

Growing interest in the development of 

methods capable of generating reliable 

evidence on the impact of care pathways 

using data collected in the ‘real world’



Hoffman et al BMJ 2026

No evidence for a research question

may be preferable to evidence from a low quality 

routinely collected data study, as results may 

otherwise be misleading and overinterpreted

(I bet many decision-makers would disagree…)



Critical research areas – emergency medicine

November 10, 2025



Admission

Patients

Discharge

ER

ER1

ER2

ER3

Obs Exp

Observational study in the emergency department 

to collect clinical and organizational variables 

influencing the likelihood of hospital admission

→ Average time for obtaining and managing 

consent: 15 minutes 

→ Average time for completing the data collection 

form: 20 minutes 

→ Average time emergency physicians currently 

spend per patient: 42 minutes (clinical + 

administrative activities) 

Conducting this study would effectively 

double the time spent per patient

Critical research areas – emergency medicine





Admission

Patients

Discharge

ER

ER1

ER2

ER3

Obs Exp

Clinical and organizational 

variables…the data we need already 

exist!

We just need to “only” find a way to:

▪ locate them 

▪ understand them 

▪ use them in compliance with regulations 

▪ integrate them 

▪ make them available for research (ours 

and others’)

Critical research areas – emergency medicine

Electronic 

health records



Reuse of health data for research purposes

“What a time to be alive!” 

Upcoming implementation of the regulation on the European Health Data Space (EDHS), 

a transformative step in the governance of health data in Europe
 

March 2025: 

The EHDS Regulation 

entered into force 

(transition period started)

March 2027: Deadline for 

the Commission to adopt 

several key implementing 

acts, for the regulation 

operationalisation

March 2029: 

Key parts of the EHDS 

Regulation will enter into 

application, Rules on 

secondary use will also start to 

apply for most data categories

https://health.ec.europa.eu/ehealth-digital-health-and-care/european-health-data-space-regulation-ehds_en

To be continued…..



Final remarks

▪ Transparency of clinical research is an increasingly important issue for regulators and 

health decision makers worldwide as it improves evidence-based decision-making, 

patient safety, and public trust in medicine and research

▪ We should look at the entire ecosystem of evidence alongside the entire ecosystem of 

decision-makers

▪ The research community must remain vigilant and continuously develop robust, 

appropriate methods to ensure that evidence is reliable, transparent, and fit for decision-

making



Thank you!

rita.banzi@marionegri.it
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