
Trofinetide: From Discovery to FDA Approval  
The path to FDA approval of DAYBUE™ (trofinetide) for the treatment of 
Rett syndrome was more than a decade in the making.

Trofinetide, now called 
DAYBUE™, becomes the 
first FDA-approved 
treatment for Rett 
syndrome!

MAR 2023

Dr. Steve Kaminsky, IRSF's 
then-CSO, identifies the 
potential benefit of the 
compound for Rett 
syndrome and connects 
with leaders at Neuren 
Pharmaceuticals for 
further investigation.  

2012
Neuren begins a 
pediatric Phase 2 
clinical trial of 
Trofinetide with 
$1M of funding 
from IRSF. 

2016
Acadia Pharmaceuticals 
and Neuren enter into a 
North American License 
Agreement for the 
continued development 
and commercialization 
of Trofinetide. 

2018
The first patient enrolls 
in the DAFFODIL study 
of girls aged 2-5.

SEPT 2021

Acadia submits 
a New Drug 
Application (NDA) 
to the FDA. The 
NDA is accepted 
and granted 
priority review. 

SUMMER 
2022

Acadia reports 
positive top-line 
results from the 
LAVENDER study. 

DEC 2021

Acadia begins the Phase 
3 LAVENDER study in 
girls aged 5-20 with 
support from IRSF to 
identify clinical trial sites 
and promote participant 
recruitment.

OCT 2019Neuren reports 
positive results 
from the Phase 2 
clinical trial.

2017

Neuren begins an 
adult Phase 2 clinical 
trial of Trofinetide (then 
called NNZ-2566), with 
nearly $800K of funding 
from IRSF.  

2013

APPROVED


