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Learn more about the study  

and eligibility criteria by visiting  

www.clinicaltrials.gov using the  

identifier number NCT02371226. 

You may also call investigators at  

the study centers below who will  

evaluate your eligibility and provide 

detailed information about  

reimbursement of expenses. 
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What is the purpose of the trial?

To test the safety and determine a well-tolerated dose of an investigational treatment  
AGT-181 in people with Attenuated MPS I (Scheie and Hurler-Scheie syndromes).

What is AGT-181?

AGT-181 is an investigational enzyme replacement therapy designed to treat both the  
body-related and central nervous system-related symptoms and complications of MPS I. 

Currently approved treatments for MPS I are unable to penetrate the blood-brain barrier, a 
filter that protects the brain from harmful substances like toxins and bacteria but allows vital 
substances like insulin to cross from the blood into the brain.  

AGT-181 is designed to cross the blood-brain barrier in the same way insulin does.

What is the study design?

The study is a Phase 1 trial in adults with Attenuated MPS I (Hurler-Scheie and Scheie 
syndromes). A Phase 1 trial tests a new drug in a small group of patients to evaluate the drug’s 
safety, identify potential side effects, and determine a dose of the medication for further 
testing.

Patients in the trial will receive weekly infusions of AGT-181 at assigned doses that range  
from 1 mg/kg for the first dose group of patients enrolled and increase to 3.0 mg/kg. 
Additional higher dose levels may be added.

AGT-181 will be administered intravenously over a 3-4 hour period for eight weeks.

Following treatment, investigators will collect a sample of cerebrospinal fluid, which  
surrounds and protects the brain and spinal cord, through a minimally-invasive diagnostic  
test. This fluid will be tested to confirm whether there is a reduction in levels of complex  
sugars that build up in the bodies of people living with MPS I.   

Who is eligible to participate in the clinical trial? 

Key criteria for participation are included below:  
 • Patients age 18 years or older diagnosed with Attenuated MPS I  
    (Hurler-Scheie or Scheie syndromes). 
 • Must provide voluntary written consent.
 • Patients on current enzyme replacement therapy (ERT) must discontinue ERT             
   for at least 6-weeks before and during the duration of the trial.

Are there any reasons a patient may not participate?

There are a few factors that make patients not eligible for the trial. 
Examples include if the patient has:  
 • Received an investigational drug within the past 90 days. 
 • A medical condition or serious illness that, in the opinion of the investigator,   
     may significantly interfere with study compliance.

 • Clinically significant spinal cord compression or evidence of cervical instability.

Will transportation and housing be covered for participants who live far 

from the clinical trial site?

We are committed to helping families manage the logistics and expenses of participating in the 
trial. Our reimbursement plan addresses travel, subsistence (meals and lodging) and stipend (given 
by study site institution directly to participant) based on specific guidelines and requirements,  

and taking into account the financial and/or medical needs of individual participants.

Who is sponsoring the trial?

The trial is sponsored by ArmaGen, a privately held biotechnology company focused  
on developing revolutionary therapies for severe neurological disorders

Nadene Henderson
Research Coordinator

Children’s Hospital of Pittsburgh 
of UPMC  
4401 Penn Avenue
Pittsburgh, PA 15224
Phone: 412-692-6065
Email: nadene.henderson@chp.edu 

William R. Wilcox, MD, PhD
Clinical, Biochemical, and 
Molecular Geneticist

Stephanie Cagle
Research Coordinator

Emory University   
2165 North Decatur Road
Decatur, GA 30033
Phone: 404-778-8421
Email: 
stephanie.cagle@emoryhealthcare.org    

http://armagen.com/

