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5.1  NMO Clinical Trials – Get informed 

What is clinical research?

Clinical research is medical research that involves 
patients. Patients, called subjects in clinical research, 
volunteer to participate in carefully designed and 
conducted studies seeking to find better ways to 
prevent, diagnose, treat, and eventually cure 
human disease. These advances come with improved 
understanding of the causes and effects of the disease. 
Clinical research includes clinical trials and clinical 
studies in which new treatments and strategies are 
tested in hopes of improving the health and wellness 
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Phase II: usually designed to study the drug based 
on results from Phase I. Here, the drug, device, 
or procedure is evaluated in volunteer subjects who 
have the disease of interest. Phase II trials further 
refine safety, minimize adverse events, and begin to 
explore if and how the test agent may benefit the 
subject. Some volunteer subjects may benefit 
from a Phase II study.

Phase III: usually compares the test candidate 
(drug, device, or procedure) to a commonly 
used agent that has been proven to be at least 
somewhat effective in treating a condition, if one 
exists. This phase is designed to understand if 
the test agent is better than existing approaches, 
and where the agent might best fit in managing a 
particular disease. For more information, please 
refer to the National Institutes of Health website: 
www.nih.gov

of patients. In addition, clinical research can focus on 
clinical science, which assesses discovery aspects of 
medicine, including disease onset or relapse risks, genetics, 
epidemiology, and other features associated with cause 
or variable manifestations of disease. All clinical research 
is required to adhere to careful protection of subjects 
and their information, and clinical trials in particular are 
regulated and monitored by the U.S. Food and Drug 
Administration (FDA) and the National Institutes 
of Health (NIH). For more information, please refer to 
the National Institutes of Health website: www.nih.gov

Why do we need clinical trials?

Clinical trials are designed to determine which medicines 
or procedures best benefit patients, and which may 
not. These studies often involve expert teams from 
academic, governmental and pharmaceutical 
sectors. In some cases, clinical trials seek to test the 
efficacy of a new drug for a disease which has no 
proven effective therapy. In other trials, one treatment is 
compared with another to examine which may be best 
is patients of differing disease stage or condition. Clinical 
trials are usually divided into different “phases”, each of 
which is designed to address a slightly different question:

Phase I: usually designed to test the “safety” and 
to learn the best dosing regimen of a new drug to 
minimize side effects. Subjects are usually healthy 
volunteers, and the study is often relatively short 
in duration. Subjects do not usually benefit 
from a Phase I study.

Clinical trials are designed to 

determine which medicines or 

procedures best benefit patients, 

and which may not. 
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Who participates in clinical trials?

People from all walks of life participate in clinical trials. 
Some are healthy, while others may have illnesses. 
Sometimes, blood or genetic relatives of a subject 
suffering for an illness can participate together in a clinical 
trial. Usually, each clinical trial or study specifies which 
subjects may participate. These terms are called the 
Inclusion Criteria or Exclusion Criteria. Factors that allow 
someone to participate in a clinical trial are “inclusion 
criteria.” Those that exclude or not allow participation 
are “exclusion criteria.” These criteria are based on 
factors such as age, gender, the type and stage of a 
disease, previous treatment history, and other medical 
conditions. Before joining a clinical trial, a participant 
must qualify for the study. Some research studies seek 
participants with illnesses or conditions to be studied 
in the clinical trial, others may need healthy volunteers 
whereas, some others, require both. Information courtesy 
of nih.gov

Why do people participate in clinical 
trials?

People participate in clinical trials for many reasons. 
Healthy individuals often say they participate to help 
others and to contribute to new or better ways to 
prevent or treat disease.  Volunteers who have 
a disease also participate to help others, but may 
also receive new or improved experimental 
treatments. In addition, subjects who are involved in 
clinical trials receive additional care and attention 
from the clinical trial staff. Sometimes, blood relatives 
of the patients with diseases participate in certain trials 
which evaluate the genetic components that may pose 
potential disease risks. Information courtesy of nih.gov

Subjects who are involved in 

clinical trials receive additional 

care and attention from the 

clinical trial staff. 
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The GJCF facilitates access to educational 
resources in the public domain to provide 
individuals with the opportunity to learn about 
the latest scientific and clinical advances in 
NMO. By increasing awareness of these advances, 
including information about actively recruiting trials, 
the GJCF promotes informed decision-making by all 
members of the NMO community.

5.2  What research is being done to 
support NMO?

There has been an increase in NMO research.   
In addition to the GJCF,  the National Institutes of Health 
(NIH), the National Health Service (NHS) and the 
National Multiple Sclerosis Society (NMSS) are just three 
organizations among others who fund NMO research. 

The GJCF has funded research to find answers 
that will lead to prevention, clinical treatment 
programs and a potential cure for NMO.  These 
studies will increase the understanding of the disease and 
identify what needs to be done moving forward toward 
a cure. Funded researchers are asked to collaborate with 

The Guthy-Jackson Charitable 
Foundation Clinical Trial Position 
statement

The Guthy-Jackson Charitable Foundation (GJCF) 
supports efforts directed at the prevention, diagnosis, 
treatment and cure of neuromyelitis optica (NMO) and 
NMO spectrum disorders. It facilitates scientific and 
clinical advances directed toward these goals. 

The GJCF endorses clinical trials aimed at improving the 
health of NMO patients. It neither sponsors nor 
conducts clinical trials, nor does it advocate for 
any specific therapeutic candidate or endorse 
any particular clinical trial design. The GJCF plays 
no role in the active enrollment of subjects in clinical 
trials, nor does it participate in interpreting clinical 
trial outcomes. The GJCF functions neutrally and 
equitably in all interactions with clinical trial sponsors, 
investigators and NMO stakeholders. 

There has been an increase  

in NMO research.

updates 
about NMO Clinical Trials?

Want to get

View our NMOtion website at: 
www.nmotion.guthyjacksonfoundation.org
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 ■ Mayo Clinic, Scottsdale

 ■ Mt. Sinai

 ■ New York University

 ■ Oxford University Medical Center

 ■ St. George’s, University of London

 ■ Stanford University

 ■ The Scripps Research Institute

 ■ The University of British Columbia

 ■ University of California, San Francisco

 ■ University of California, Los Angeles

 ■ University of Colorado, Denver

 ■ University of Texas Southwestern Medical Center

 ■ University of Utah

Visit the GJCF website at:

www.guthyjacksonfoundation.org/funding for detailed 
descriptions of current and completed research projects.

their colleagues at semiannual meetings to share research 
knowledge and investigate new ways to study and find a 
cure for NMO.

The Guthy-Jackson Charitable Foundation 
Funded Scientific and Clinical Research Sites

 ■ Brigham and Women’s Hospital, Harvard Medical 
School

 ■ Cleveland Clinic

 ■ Duke University

 ■ Johns Hopkins University

 ■ Massachusetts General Hospital

 ■ Mayo Clinic, Rochester
Visit our website to learn more: 

www.guthyjacksonfoundation.org/donate

YOU CAN HELP find a cure for 
NMO by donating to NMO science.
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focuses on a project which has clinical implications for 
NMO.  One CURE grant spans a one-year time period 
with a $100,000 budget.

Unity Grants

Unity Grants join two (or more) Principal Investigators 
from separate institutions working together on one 
NMO research project.    

Make a Financial donation to NMO 
Research

You or someone you know can make an impact in the 
world of NMO by funding NMO science projects.   
100 percent of all donations go directly to scientific 

NMO Research Grant Categories

The foundation offers project funding in the following 
categories:
 
Eureka Grants

Making quantum leaps in NMO research is critical to 
solving this disease.  Often, projects focusing on quantum 
leap advances are considered high-risk, but they also 
yield high-reward potential.  These projects are unique, 
cutting-edge approaches that take science to another 
level of discovery.  These projects can truly culminate in a 
“Eureka!” moment for NMO.  Eureka Grants are funded 
at $50,000 per project., and can be pre-cursers to larger 
follow-on studies. 

CURE Grants

A Clinical Utility and Research Emphasis (CURE) Grant 
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5.4 Building a Biorepository

Biological samples and data from patients and 
controls (qualified donors who do not have NMO) are 
vital for NMO research. Many developments in NMO 
treatment come from doctors and researchers studying 
blood samples and other biological specimens in 
the laboratory.

research.  All financial donations are directed 
to The Guthy-Jackson Research Foundation, 
Inc. This includes donations from public, private and 
government organizations, as well as donations from 
fundraising events, families, friends and individuals like you.

If you or someone you know is interested in 
donating to NMO research, please visit:  www.
guthyjacksonfoundation.org/donate/  
to start the process, or contact us by phone at:  
858-638-7638.      

Want to learn more about donating to NMO 
research?  Join our NMO Advocacy Network.  
See section 6 to learn more.

5.3 Home Base Centers for NMO

NMO Home Base Centers were created in 2014 
to: a) form regional NMO centers to donate blood and 
data samples; b) create a platform for support groups; 
and c) to bring NMO patients and caregivers together 
for information sharing and education.  Select Home 
Bases offer a Regional NMO Patient Day.  More and 
more Home Bases are popping up all over 
the United States.  Please visit our website: www. 
guthyjacksonfoundation.org to find you nearest Home 
Base for NMO.

Many developments in NMO 

treatment come from doctors and 

researchers studying blood samples 

in the laboratory.
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The biorepository is a powerful resource to discover 
patterns in the course of a disease that are not obvious 
from any one individual. A long-term observation of 
a disease among a large group of patients and controls 
is called a natural history study. Researchers can 
examine factors that influence disease prognosis and 
quality of life, describe patient care patterns, assess 
effectiveness, safety, or toxicity of treatment, and study 
other outcomes measures.  NMO biorepositories 
may also lead to clinical trials to identify 
potential improvements in treatment. NMO 
biorepositories may support new discoveries or 
help to solve unanswered questions including:

To advance NMO research, GJCF established a 
biorepository (also known as a “blood bank”) at 
the Accelerated Cure Project (ACP). Specimens were 
collected from 2008 -  2012. In 2013, GJCF expanded 
the biorepository to the Data Coordinating Center 
at the University of Utah and the Laboratory 
Corporation of America (LabCorp). This effort 
enables approximately 70 full service patient draw 
sites, and hundreds of additional donor sites in the 
continental United States. 

Collecting patient data and specimens over time is 
critical to better understand NMO including cause, 
epidemiology, relapse rates, best treatments, and similar 
factors. De-identified (meaning no identifiable 
patient information other than a barcode) 
biospecimens and data from volunteer patients and 
controls are uniformly and confidentially collected and 
stored in the biorepository.

The biorepository is a powerful 

resource to discover patterns in 

the course of a disease that are not 

obvious from any one individual.
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each NMO patient, and find new and more 
effective treatments.

NMO patients and qualified controls can participate in 
research to help solve NMO. Joining the biorepository 
effort and helping to raise awareness are simple ways to 
contribute to the cause. 

5.5  donating to the Blood Bank - 
How does it work?

Urgent Need

Because NMO is a rare disease there is an urgent 
need for every patient to participate in the effort to 
solve this disease. Only a limited amount of NMO 
blood samples are currently available worldwide. NMO 
patients and qualified controls can help meet this urgent 
need by donating samples and raising awareness of 
the repository program. It’s an easy way to make 
an important difference in NMO research and 
accelerate a cure.

 ■ Is there a “typical” course of NMO, or does it vary in 
each individual?

 ■ How does geography or season relate to the disease 
course, if at all?

 ■ Does a treatment lead to long-term benefits, such as 
fewer relapses?

 ■ How is NMO severity or disability affected by new or 
existing therapies?

 ■ What are the significant predictors of favorable 
versus poor outcomes?

 ■ What is the safety profile of a specific therapy?

 ■ How do NMO clinical practices vary, and what are 
best practices for managing NMO?

 ■ Are there differences in the delivery and/or outcomes 
of care for NMO? 

Patients are critical in the effort to find a cure for NMO.  
Biospecimens may ultimately serve to identify 
the best possible diagnosis and management of 

Patients are critical in the effort  

to find a cure for NMO.

      NMO patients and 
              blood relatives can helP!  
  DONATe TO The BIORePOSITORY

learn how on page 180
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The donation Process
Once you volunteer to join the biorepository program 
(see section “How to Donate” on page 180), you will 
be contacted by a clinical research coordinator 
(CRC) to begin the process. Participating in the 
NMO repository is confidential. The CRC will explain 
the repository program and answer any questions you 
may have. If you qualify and consent to participate, you 
and the CRC work together to schedule the time and 
location for your blood draw. Prior to your first blood 
draw appointment you will receive an enrollment packet 
in the mail. Questions about your lifestyle, environment, 
location, medical history and health status will be asked. 
By providing information in advance you help to speed 
NMO research. These valuable data are collected 
and de-identified to protect your confidentiality. 

If you or a family member have been diagnosed 
with NMO, please help by donating blood for 
NMO research. 

Because NMO is a rare disease 

there is an urgent need for every 

patient to participate in the effort 

to solve this disease.
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What happens to the patient’s specimens 
and data?
Blood samples are stored at a carefully controlled 
repository to ensure high sample quality. Qualified 
research staff enter the de-identified data provided by 
the subject at the time of the blood draw. These data are 
maintained in a secure database and serve as a library for 
researchers.

Researchers request samples from the NMO repository 
by submitting a written proposal describing their 
intended research. Proposals are reviewed by the 
biorepository oversight committee to ensure 
samples are distributed only to sound, ethical 
projects that will further the understanding of 
NMO, its causes, treatment, and cure. 

The more you donate the more you help

Specimens and data gathered over time from 
as many patients as possible are critical to 
learning more about NMO.  Longitudinal 
draws (collected over months or years) help 
researchers better understand NMO and work 
toward developing more effective and safer 
therapies.

Blood samples are stored at a 

carefully controlled repository to 

ensure high sample quality. 
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1. Home Base Centers: Part of the GJCF 
Collaborative International Research in Clinical and 
Longitudinal Experience for NMO Studies (CIRCLES) 
study program, Home Base Centers are regional 
university sites where neighboring NMO patients and 
qualified controls can donate blood samples and 
data. Volunteers who donate must first contact their 
regional Home Base to start the process. Find new 
Home Base Centers as they are added at: www.
nmotion.guthyjacksonfoundation.org

2. LabCorp Sites: If the volunteer is qualified, the 
Home Base coordinator directs volunteers to a 

Researchers who apply for and receive samples from 
the biorepository agree to provide results from their 
research for inclusion in a database made available to 
other researchers.

How to donate

) QUiCk REad

Donations can be made via:

• Home Base  Sites

• LabCorp sites

• NMO Patient Days

 
The NMO biorepository works in association with 
Home Base Centers, LabCorp and the Utah Data 
Coordinating Center where NMO advocates come 
together donate valuable NMO blood samples and data 
for research. NMO subjects have three donation 
options:
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Western Region

Dharti (Dorothy) Trivedi, Clinical Research Coordinator
Phone: 650-796-8420
Email: dtrivedi@stanford.edu

Central Region

Ruth Johnson, Professional Research Assistant
Phone: 303-724-7885 (Office)
Email: ruth.johnson@ucdenver.edu

Eastern Region

Regina Brock-Simmons, RN, BS
Phone: 410-502-7220 (Office)
Email: rbrock1@jhmi.edu

CaNada

University of British Columbia

Katrina McMullen
Katrina McMullen
Djavad Mowafaghian Centre for Brain Health
2215 Wesbrook Mall
Vancouver, BC V6T 1Z3
NMO Clinic: 604-822-7131
NMO Research: 604-822-3598

selected LabCorp site to donate blood. There are 
many LabCorp collection sites in the contiguous 
United States where subjects may go to donate 
samples. 

3. NMO Patient Days: These events occur at 
regional Home Base Centers across the United 
States as well as the annual GJCF NMO Patient 
Day in Los Angeles, CA. Please visit: http://www.
guthyjacksonfoundation.org/conference-landing-page/ 
for a list of an NMO Patient Day closest to you.

schedule your donation appointments 
now at these Regional Home Bases:
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5.6  NMO international Clinical 
Consortium (iCC)

The number of patients followed at any one site is 
generally too small to study all aspects of the disease. 
To meet this challenge, GJCF formed an International 
Clinical Consortium (ICC) and Biorepository 
program with representative international centers. These 
centers work together in collaboration to apply uniform 
disease definitions, clinical assessment tools, and research 
advances. The goal of this consortium is to create 
a multi-center collaboration for sharing clinical 
and biological data from NMO patients.

The goal of this consortium is to 

create a multi-center collaboration 

for sharing clinical and biological data 

from NMO patients.
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5.7  international Panel for 
Neuromyelitis Optica diagnosis 
(iPNd)

Formed in 2011 and funded by The Guthy-Jackson 
Charitable Foundation, the International Panel for 
Neuromyelitis Optica Diagnosis (IPND) is a 
group of scientists and clinicians whose work updated 
the 2006 diagnostic criteria for NMO and NMOSD to 
2015.

The iPNd addresses the following key 
issues:

1. NMO/SD: definitions and diagnostic criteria

2. How opticospinal MS may differ from NMO 
or MS

3. Potential biomarker candidates for specific 
differential diagnosis of NMO

4. NMO in relation to other autoimmune 
diseases

5. Role of serological testing in diagnosis

6. Role of radiology in diagnosis on the GJCF’s website.   
Visit www.guthyjacksonfoundaiton.org  

to find your nearest NMO clinician.

Do you know?

IT’S eASY TO FIND AN
NMO ClINICIAN
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