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2014 – Brooke and Brillie

#CuresNow



2015 – FasterCures

10.000 diseases

• 7.000 rare

• 500 treatments

• 9.500 waiting for…

Patients Can’t Wait



2015 – FasterCures



2016 – Austin at the FDA Hearing



2016 – 21st Century Cures Act...



2016 – 21st Century Cures Act... #CuresNow



Perchè Modernizzare i Trials Clinici?

The nation’s clinical trial system is 

“broken” and needs to be changed to 

generate better evidence that leads 

to better patient outcomes, the head 

of the FDA’s drug center said.



Perchè Modernizzare i Trials Clinici?



21st Century Clinical Trials…



FDA Work Plan - 1



FDA Work Plan - 2

Patient-Focused Drug Development

• Patient Experience Data

• Patient-Focused Drug Development Guidance

Advancing New Drug Therapies

• Targeted Drugs for Rare Diseases

• Rare Pediatric Disease



FDA Work Plan - 3

Patient Access to Therapies and Information

• Accelerated approval of Regenerative Advanced Therapies

• Stabndards for Regenerative Medicine and Regenerative

Advanced Therapies

• Combination Product Innovation



FDA Work Plan - 4

Modern Trial Design and Evidence Development

• Novel Clinical Trial Designs

• Real World Evidence

• Protection of Human Research Subjects

• Informed Consent Waiver



Novel Clinical Trial Designs



Novel Clinical Trial Designs



Novel Clinical Trial Designs



Novel Clinical Trial Designs



Novel Clinical Trial Designs



Come Modernizzare i Trials Clinici?

Wearable Technology
Source: Trialtrove® April 2018

Siteless Trials



To modernize ophtalmic clinical trials…



Come Modernizzare i Trials Clinici?

non è accettabile che un paziente debba sostenere spese di 

tasca propria per partecipare ad una sperimentazione clinica



Come Modernizzare i Trials Clinici?



FDA Work Plan - 5

Medical Device Innovation

• Breakthrough Devices

• Clarifyng Medical Devices Software

Digital 

Therapeutics 

Alliance



DTx – Che cosa sono?

• Software come principio attivo

• Sviluppata attraverso RCTs

• Autorizzata da enti regolatori

• Sottoposta a valutazione HTA

• Rimborsata da SSN/assicurazioni

• Prescritta dal medico



DTx – Come funzionano?

2
6

Combinazione con il farmaco

• Monitoraggio della aderenza alla terapia

• Raccomandazioni sul dosaggio del farmaco

• Proposta di intervento medico

- Diabete (Roche)

- Oncologia (AZ, Roche)

- Malattie Respiratorie (GSK)

Alternativa al farmaco

• Interventi cognitivo – comportamentali

- Dipendenze (Novartis)

- Insonnia

- Depressione

- ADHD

- Schizofrenia (Novartis)

Terapia di CombinazioneTerapia di Combinazione MonoterapiaMonoterapia



DTx – Quali prove di efficacia?

• Randomizzazione 

• Controllo 

• Contesto 



DTx – Quali prove di efficacia?

INDICATIONS FOR USE 

reSET is intended to provide cognitive behavioral therapy, as an adjunct to a contingency management 

system, for patients 18 years of age and older who are currently enrolled in outpatient treatment under the 

supervision of a clinician. reSET is indicated as a 12 week (90 days) prescription-only treatment for 

patients with substance use disorder (SUD), who are not currently on opioid replacement therapy, who do 

not abuse alcohol solely, or who do not abuse opioids as their primary substance of abuse. 

It is intended to:

• increase abstinence from a patient’s substances of abuse during treatment, and

• increase retention in the outpatient treatment program

LIMITATIONS

• For prescription use only. 

• The reSET device is not intended to be used as a stand-alone treatment device or to be used as a 

substitute for medication

• The benefit of treatment with reSET on abstinence was not evaluated beyond 12 weeks of treatment. 



DTx – Dove?



DTx – Proposte per lo Sviluppo in Italia

Chiarire Aree Incertezza

• Entità e natura delle prove di efficacia

• Sperimentazione Clinica 

Randomizzata e Controllata in 

contesto naturale

•Valutazione Tecnologica e modelli di 

rimborso

•Introduzione nella pratica medica e 

sanitaria

Creare Condizioni Abilitanti

• Informazione e Formazione degli 

Operatori Sanitari

• Consapevolezza nei pazienti / cittadini

• Scientific Advice esperto

• Qualità della valutazione

• Accesso al paziente / Rimborso

• Network di sperimentazione clinica



1. DTx – Proposte per Ricerca e Accesso in Italia….

#DTxITA



2. Modernizzare i Trials Clinici in Italia….?

#AIxRCTs


