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BENEFITS
APPLICATION DESCRIPTION

Go/No-Go Decisions Enhance interpretation of single arm trial and 
increase efficiency in early phase RCT

Accelerated Approval Enhance interpretation of phase 2 single arm trial

Augment or replace 
randomized control

When necessary and appropriate, produce 
regulatory-grade, matched historical controls to 
support regulatory submission and approval

Use Case: FDA Agreement of SCA 
Design in rGBM 
Groundbreaking progress in the path to regulatory adoption

CONTEXT
To demonstrate efficacy in proof-of-concept, single-arm Phase 2 trial, and use 
the results to design a Phase 3 SCA/external control based registrational trial.   

SOLUTION
Prepare the EoP2 briefing packet: design the external control/SCA based 
registrational trial, and prepare protocol profile; propose statistical analysis 
plan, accounting for the external control/SCA data.

RESULTS

 ā SCA demonstrated large efficacy effect size in all-comers subjects, as well as 
in subjects expressing high levels of IL4R. 

 ā FDA endorsed  use of hybrid (augmented) Synthetic Control Arm® in a 
Phase III study design in rGBM.

About AcornAI
Acorn AI™, by Medidata, a Dassault 
Systèmes company, combines data, 
technology, and deep expertise to 
help life sciences companies deliver 
actionable insights across the entire 
continuum of clinical development. 
Acorn AI’s advanced analytics answers 
the most important questions 
in R&D and commercialization 
including accelerating breakthrough 
innovation, optimizing study execution 
and commercial success, and 
demonstrating the value of therapies. 
Built upon the Medidata platform 
comprising 20,000+ trials and more 
than six million patients, Acorn AI 
products feature the industry’s largest 
structured, standardized clinical trial 
data repository connected with real 
world, translational, and other datasets.  
For more information, please visit: 
www.medidata.com/acornai 
contact-us@acornai.com 
+1 866 515 6044

“We are extremely impressed 
with the Acorn AI team for 
providing a scienti�cally 
rigorous rationale for the design 
of an innovative registration 
trial incorporating an external 
control arm for the treatment 
of recurrent glioblastoma 
(rGBM) with MDNA55. Their 


