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Surgery
• Orthopedics
• Tumors

Therapy

• Occupational
• Physical
• Speech
• Counseling

Medication

• Anticoagulation
• Pain medication
• Skin care
• Targeted therapy

Proteus 
Syndrome



What is the goal of 
targeted therapy in Proteus 

syndrome?
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Miransertib Reduces AKT Activity in Skin

Keppler-Noreuil et al., 2019 

2 weeks 16 weeks



• Big questions
• Does miransertib help people with Proteus syndrome?
• Is miransertib safe?

• Specific question
• Does miransertib prevent progression of CCTN?

• Other questions
• Does miransertib make people feel better?
• Does miransertib help progression of bones?
• Does miransertib help other problems (lungs, blood vessels, tumors)?

AKT Inhibitor Miransertib in Proteus Syndrome



Measuring CCTN

CCTN

Plantar surface
= % CCTN
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AKT Inhibitor Miransertib in Proteus Syndrome

•Opened enrollment May 2022

•Over 30 individuals have started treatment
• Over 20 have been treated for at least one year
• 1 has stopped treatment



17 total countries
7 non-English languages



Safety of miransertib

The most common side effects 
have been mild and expected.
 - mouth sores
 - rash
 - increase in blood sugar

One person had to stop because 
of increases in liver blood tests. 
These returned to normal after 
stopping miransertib.  

There have been no serous side 
effects (hospitalization or life-
threatening) related to 
miransertib in this study.











Baseline After 1 ½ years of 
miransertib



Baseline After 1 ½ 
years of 

miransertib
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Baseline +1 year







Too early to say anything about…

• Skull growth
• Bone length
• Lung disease
• Blood vessels and clots
• Tumors



The trial continues…

• Learn more about long term effects
• Some overgrowths require more follow up time
• Plan to do formal analyses in the beginning of 2026



Thank you!

The many people on our team, past and present

Lenita Smith
Kate Paris
Nicole Gaidici
Ashley Henneberger
Caroline Redick
Olivia Rostagni
Julie Sapp
Jennifer Johnston
Dr. Biesecker

…and many more

This study is in collaboration with Merck Sharp & Dohme LLC, a 
subsidiary of Merck & Co., Inc., Rahway, NJ, USA
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