FOP Drugs in Research
or Development
There has been a surge in FOP research. With your support, the IFOPA is contributing to the advancement of the
majority of the drugs currently in the pipeline.
This helpful chart gives you an at-a-glance perspective of where certain drugs are in the process—and shows you
which potential treatments the IFOPA has supported with funding.
This is the kind of progress you help make possible through your support of the IFOPA.
Your contributions to the IFOPA fund groundbreaking research, as well as:
›› Support FOP patients and families with new services and programs from the IFOPA
›› Connect more FOP families with each other, and connect them to more resources and
information about FOP
›› Create more opportunities for new research and partnerships that advance our understanding
about FOP, as well as support the development of new drug candidates
While not every drug will make it to the end and become a prescribed medication, we hope the recent advances
in FOP drug development inspire you. Your support helps keep the momentum going.

FOP DRUG DEVELOPMENT (Investigational Treatments)
DRUG

COMPANY/
INSTITUTION

MECHANISM
OF ACTION

Palovarotene

Ipsen

RARy Agonists

REGN2477

Regeneron

Activin A Antibody

Rapamycin

Saracatinib*

BCX9250
BLU-782

Kinase Inhibitor
ALK2 Antibody

ALK2 Antibody*

Kyoto University
VUmc/Oxford/Harvard

CLINICAL DEVELOPMENT
Phase 1

Phase 2

Phase 3

REGULATORY
APPROVAL

Immune Suppressive
ALK2 Inhibition

Ipsen

ALK2 Inhibition

Daiichi Sankyo/Saitama

Anti-ALK2 Receptor

Keros Therapeutics
Navrogen

Antisense Oligo*

University of Alberta

BYL719*

University of Barcelona

H-SAADD*

PRECLINICAL

BioCryst Pharmaceuticals ALK2 Inhibition

Allosteric Inhibitor* Oxford/M4K Pharma
Bioflavonoids*

DISCOVERY

MAA/NDA/BLA

IND

ALK2 Inhibition

Anti-ALK2 Receptor

ALK2 Allosteric Inhibition
FOP ACVR1 Allele

Mayo Clinic

BMP Signaling Inhibition

Texas A&M

ALK2 Degradation

PI3Kα Inhibition

Kinase Inhibitor* La Jolla/Emory University ALK2 Inhibition
TAK1 Inhibitor*

University of Michigan

Kinase Inhibitor

*Some research funding contributed by the IFOPA

IND = Investigational New Drug Application
MAA/NDA/BLA = Marketing Authorization Application (EU) / New Drug Application (US) / Biologics License Application (US)
Discovery = Research done before Preclinical that assesses, among other objectives, the identification of new drug candidates, optimization of compounds,
and/or mechanism of action
Preclinical = In vivo studies conducted under good laboratory practices to assess toxicity and dosing for human trials
Phase 1 = Studies in humans that assess safety and tolerability of a treatment in a small group of healthy volunteers or patients with the disease of interest
Phase 2 = Studies that further test safety and begin to test efficacy of the drug, often at multiple doses
Phase 3 = Studies that assess safety and efficacy in a larger group of patients and typically compare the drug to a standard of care
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