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Dear Patient,

We are writing to let you know about a research study that might interest you. The
Massachusetts General Hospital (MGH) Neuromuscular Clinic is looking for participants for an
interventional study to further characterize the mechanism of muscular involvement in
swallowing in patients with nephropathic cystinosis experiencing myopathy. We will also be
evaluating possible intervention methods to increase strength in swallowing and respiratory
muscles in the same population. To achieve this goal, we will assess oral and pharyngeal
muscles during swallowing using various imaging methods, gathering baseline data and
providing patients with devices to strengthen respective muscle groups before collecting the
same data points for comparison one year later. This study is led by Dr. Reza Seyedsadjadi.

Mass General Brigham is committed to providing excellent care to you and to our community.
An important part of our mission is to learn new ways to care for our patients by doing research.
Our patients play an important role in research by joining studies to help discover better
treatments or better ways to prevent health problems.

Mass General Brigham is a health system that includes hospitals, community health centers, and
groups of doctors. We work together to provide the best care possible to our community.
Patients at Mass General Brigham have access to high-quality care across our entire system. As a
healthcare system, we also work together to provide access to research studies to all our
patients.

The information below tells you about the study that might interest you. You can learn more
or speak with the research team to decide if it is a good match for you.

Study Name: Further Characterization of Nephropathic Cystinosis

What we are studying: Further characterization of muscular involvement in swallowing
phases and assessing possible intervention methods to
strengthen respiratory and swallowing muscles to improve
quality of life.

Who might qualify: To participate, you must meet all of the following criteria:
1. You are between the ages of 16 years old to 60

years old
2. Have been previously diagnosed with nephropathic
cystinosis and distal myopathy

These may or may not apply to you.

What you are asked
to do in the study: One secure video conference will be set up to assess subject
eligibility and obtain consent. There will be one baseline visit at
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Massachusetts General Hospital that will be approximately six
hours long, which includes procedures such as a modified
barium swallow, ultrasound imaging, walking tests, and vital
capacity tests. You will be randomized into one of three groups
at this visit and will be provided with the device corresponding
with your cohort. After receiving education on how to use your
device, you will be provided with a home exercise program to
follow in the time in between visits. You will be required to
check in with the study coordinator virtually in the time
between visits to MGH to ensure no issues have arisen with the
exercise program and you are following recommendations. One
year after your baseline visit, you will come back to MGH to
repeat all procedures from your baseline visit.

To learn more about THIS study: Contact Study Coordinator Lauren Politica, 617-724-1720

After you learn more, you can decide to join or not. We may
also find out that you do not qualify for the study. Whether

you join the study or not, it will not change the medical care
you receive here at Mass General Brigham.

To learn more about

research in general: Call the Research
Navigator Office: 857-282-5370
Go to the Rally website: rally.partners.org/research

If you do not want to receive notices about any studies at Mass General Brigham:
e Loginto your Patient Gateway account.
On the Menu scroll down to “Resources” and choose “Research Opportunities”
Read the brief information and chose the appropriate button.
OR
e Contact the Research Navigator Office: Call 857-282-5370

Thank you in advance for considering this research study.

Sincerely,

Dr. Reza Seyedsadjadi

Director, Charcot-Marie-Tooth (CMT) Center of Excellence

Co-Director, Muscular Dystrophy Association, MGH Neuromuscular Clinic

Assistant Professor of Neurology, Harvard Medical School

165 Cambridge Street, Suite 820
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