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Getting involved in clinical research is a personal decision. This guide is designed to provide you with the tools
and information you need to make the most informed decision regarding study participation.

This document is designed to help you understand what clinical research is, the types of research studies that
may be available, some of the participation requirements, and your rights as a research participant.

Any questions specific to a certain clinical research study such as age criteria, length of study visits, or
compensation should be directed to study staff before agreeing to participate.

Clinical research IS NOT medical care. The main purpose of clinical
research is to contribute to general scientific knowledge and NOT to
guide your medical needs, even if your doctor and the researcher are the
same person.

What is clinical research?

Clinical research is the study of health and iliness in people. Clinical research studies teach us how to prevent,
diagnose and treat illness. These studies help take laboratory research and translate it into new treatments
and information to benefit patients. There are 2 main types of clinical studies:

Observational Research Interventional Research

e Does NOT include intervention or treatment e Commonly referred to as clinical trials
option. e Participants are given 1 or more new medical

e Usually 1 visit per year over a set time period. interventions.

e Information and bio-specimens collected are e Used to evaluate the effects of these
centrally stored in repositories, which can be interventions on pre-defined outcome
accessed by investigators worldwide. This measures this may include Drugs, Devices,
helps speed up interventional trials and and/or Procedures
allows for researchers to make new e These new interventions may be compared
discoveries without having to collect the data to:
on their own. o Anintervention that is already available

e Observation Trials allow researchers to o Placebo (contains no active ingredients)
evaluate: Disease progression and o No intervention
progression rate; Patient symptoms; Disease
markers provided by brain scans or blood
tests, and other aspects of HD.
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Methods of Interventional Research: Many factors can complicate clinical trials including bias on
the part of the investigator or research subject. Here are some methods used to minimize bias:

Blinding

knowledge of the assigned treatment is hidden from one or more people involved with the study

— Single-blind

eone party does not know assigned treatment. Usually this is the participant. This can also mean
that the participant AND investigator are unaware of treatment assignment, which is a bit

misleading

— Double-blind

are all unaware of the treatment assignment

*The name is misleading. In double-blinded studies the participant, investigator, and study sponsor

— Triple-blind

eThese studies are double-blinded AND the data analysis is done blinded

—

eEnsures each participant has an equal opportunity to receive the new intervention
eEqually distributes participant attributes amongst all treatment groups

ethe study participant is assigned randomly to receive one of the study treatment assignments

ePrevents investigators from choosing the “better” treatment for certain patients over others

Interventional (Clinical) Trial Phases to drug development:

DRUG PRECLINICAL CLINICAL DEVELOPMENT REGULATORY )
DISCOVERY = DEVELOPMENT APPROVAL As you see, this
Phase | Phase Il Phase IIl Phase IV .
e e et - process is long and
Target selection ~ Pharmacokinetics Pharmacokinetics,  Small-scale Large-scale Submission Postmarketing  NOt all pde ucts will
Lead-finding Shonterm tolerability, ‘ trials in patients controlled of full date surveillance make it to market.
Inad toxicology side-effects in 1o assess efficacy = clinical trials and review by .
Spiv. Formula healthy voiunteers = & dosage regulatory Getting and
Pharmacological agencies .
protiing Synthesis scale-up (i oo keeping study
loxicology studies participants is
N , essential to help
+«—2-5 m—}l 1.5 year - 5-7 years +—1-2 years —* move this process
— along as quickly as
~100 pro]echl—-—blzo compounds .
J_—Ji A [ o = ! i A L] possible. That’s
o | [omemmen " Reguary || Dugappoeator | Where we hope
candidate |_compound submission marketing | YOU will come in!
2|Page

(Rev 5/2020)


https://health.ucdavis.edu/huntingtons/

HDSA Center of Excellence at UC Davis Health
Tel: 916-734-6277
https://health.ucdavis.edu/huntingtons/

c Who can participate in research studies?

The study protocol is a research plan or roadmap designed to best answer the question posed by the
study. The protocol includes criteria for who is eligible to maintain patient safety and to try to ensure the
study sponsor can collect the data they need to answer their research question. Each study will have specific
criteria, so while you may qualify for one study you may not qualify for another.

Inclusion criteria may include, but is not limited to:

Ability to

provide )
. informed ) Ce'rtal.n
Speglflc age consent OR have Stable me.dlcgl medications
requirements a Legally and psychiatric you are on may
(ex: ages 25-65) Authorized symptoms be prohibit

Representative participation
(LAR) or research

proxy

For HD studies, researchers may wish to include people of a certain HD status such as all or some of the
following groups:

People at risk
for the HD CAG
expansion, but
with unknown
gene status

People with the
HD gene
expansion who
don’t yet have
symptoms

Family
members who
are not at risk
for HD

People at risk,
but have tested
negative for
gene expansion

People with
early, mid- or
late-stage HD

How much time does clinical research require?

Observational
studies can last Interventional
many years trials may last a

Sometimes
there may be
telephone
contacts made
between visits

Follow-up visits
may take as

Each study will
vary in
duration,
frequency of
study visits

Initial study
visits usually
last 2-3 hours

little as 15
minutes, or as
long as 8 hours

though visits few weeks to
are usually just several years
once a year
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What happens during a clinical trial visit?

Informed Consent: Before any study
procedures can take place, study staff will provide
you with a consent form that details all the
information about what it means to be a volunteer
for the study, the criteria for participating in the
study, and the possible risks and benefits associated
with participating. It details what you can expect at
study visits, how long the study will be, and all the
contact information for study staff, the primary
researchers, and the institutional review board for
any questions/issues during the study. After thoroughly reviewing the document and discussing all questions
and concerns, you can decide whether you would like to proceed with participating in the study. Informed
consent is a process that should continue throughout the study as you, as a voluntary research participant,
have the right to withdraw consent at any point without negative consequences.

Study Procedures
Each study is different and exact study procedures will var.
The exact procedures for each study is detailed in the informed
| consent. Some common study procedures include, but are not
" limited to the following:

V4

e Vital signs: blood pressure, pulse, weight

e Discussion of medical history and current medications

e Evaluation of any health changes since the last study visit

e Physical and neurological exam

e Take blood samples (the amount of blood depends on the
study)

e MRl imagining (depends on study)

e Study tasks (surveys and questionnaires)

e Cognitive assessments

Where will clinical research visits take place?

For clinical trials with the UC Davis HDSA Center of Excellence
there are several locations where patients may be required to go,
many located on the main hospital campus. The study staff will
provide directions and parking information as needed for each
study visit. On occasion, study visits can be scheduled
concomitantly with clinic visits, which will take place off main
campus at the UC Davis Health Midtown Neurology Clinic.
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How are research participants protected?

Institutional Review Boards
(IRB)

Federal Agencies

® consist of a combination of
scientists and community
members.

¢ They oversee research
studies at the centers where
clinical research takes place.

¢ NO research study can begin
without review by the IRB.

¢ They ensure that the safety,
rights, and well-being of
research participants are
protected.

e Protect rights and well-being
of research participants

¢ |In the United States the NIH
and FDA oversee much of the
medical research conducted.

K

Informed Consent

e What IS required for inclusion
in the Informed Consent
document is mandated by
federal regulations

e It must include all necessary
information for the
participant to make a fully
informed and voluntary
decision on whether to
participant or not.

e This process is ongoing and is
reviewed often.

Confidentiality and Subject Rights’ are prime concerns to researchers. Participant identities
are known to study site personnel and select people who must oversee the study at each site.

Participants are assigned a unique ID code at the time of enrollment, used for coding all study
documents, blood samples and communication with parties outside the institution. Study staff will keep a
document connecting the IDs with study participant name, but this document is only available to study staff.

Despite these contingencies we can never 100% guarantee confidentiality and thus loss of confidentiality will
always be listed as a risk of participation in clinical research. The California Experimental Subjects Bill of Rights is
below and will be shared with you at the start of study participation.

Be informed of the nature
and purpose of the
experiment.

Be given a disclosure of
any appropriate
alternative procedures,
drugs or devices that
might be advantageous to
the subject, and their
relative risks and
benefits.

Be given an explanation
of the procedures to be
followed in the medical
experiment, and any drug
or device to be utilized.

Be instructed that
consent to participate in
the medical experiment
may be withdrawn at any

time and the subject may
discontinue participation
in the medical
experiment without
prejudice.

Be given a description of
any attendant
discomforts and risks
reasonably to be
expected from the
experiment.

Be given the opportunity
to decide to consent or
not to consent to a
medical experiment
without the intervention
of any element of force,
fraud, deceit, duress,
coercion, or undue
influence on the subject’s
decision

Be given an explanation
of any benefits to the
subject reasonably to be
expected from the

experiment, if applicable.

Be informed of the
avenues of medical
treatment, if any,
available to the subject
after the experiment if
complications should
arise.

Be given a copy of the
signed and dated written
consent form.

Be given an opportunity
to ask any questions
concerning the
experiment or the
procedures involved.

5|Page

(Rev 5/2020)


https://health.ucdavis.edu/huntingtons/

HDSA Center of Excellence at UC Davis Health
Tel: 916-734-6277
https://health.ucdavis.edu/huntingtons/

How is participating in clinical research different from seeing my doctor?
As discussed earlier, clinical research should never be confused with medical care even when the researcher

and your doctor are the same person.

Participating in Clinical Research

Seeing Your Doctor

The researcher’s goal is to learn
about your illness and contributing to general
scientific knowledge

Your doctor’s goal is to treat
your condition

The researcher must use

standardized procedures. You may be removed
from the

study if your illness worsens

Your doctor will change your
treatment as necessary and will see you even as
your illness worsens

You will be randomly assigned
to a group to take either:

e astandard treatment

e placebo, a treatment with no active

ingredient

e agroup taking a new treatment
The researcher will NOT be allowed to choose
which you get and may not know which group
you end up in

Your doctor will usually offer

standard treatment for your

lllness and will be allowed to choose whatever
standard treatment they think is best to treat you

The results from your
participation may help researchers
develop new treatments and

may be published so that other
researchers can learn

Your treatment is designed to
help you, and not to help the doctor learn how to
treat other people with your same illness

In some cases, costs of the study
may be covered, and you may
receive additional compensation

You will likely need to pay or
use insurance for treatment

With your permission, researchers
may check in with your doctors to
learn about your conditions and
past treatments

Your doctor usually won’t
share your information with
researchers (In some cases, he
or she may ask permission to
share information)

Source: U.S. DEPARTMENT OF HEALTH AND HUMAN SERVICES National Institutes of Health NIH Publication No.

09-4379 Reprinted 2009
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Who FUNDS research? Each study will have a specific funding source. Some examples of funding
sources can include:

Government Agencies Pharmaceutical Companies Private Foundations

) Genentech

A Member of the Roche Group I

CALIFORNIA INSTITUTE FOR
REGENERATIVE MEDICINE

CIQM EVAR (NS FOUNDATION

=, Dol get paid for research?

In order to avoid participants becoming involved in research for the compensation (this is called

coercion) many studies will only reimburse participants for the costs they may incur to participate
in the study. This can include reimbursement for travel, food expenses, etc. Reimbursement is study specific
and will be detailed in the consent form.

Should participate in research?
There are reasons for and against participating in research. It will always depend on the individual and the
nature of the research. If approached for study participation, it is important to ask any questions you may
have about Participating with research staff.

Possible reasons to participate: z::tsilct:l‘fa:c:?sons NOTto (SILEATELTS bt e el
:igﬂ \\//inlt\A;zycsovr\:fr?:)i?et?o I:s:apefforts "l don’t have er.10.Lfg.h time due to SESCRICE VOL-U NTARY, Yol Bl
y other responsibilities change your mind at any time.

for a cure/effective treatment *I'm concerned about my privacy *You will not be treated differently or
*You have time +| prefer not to think about HD receive different care by NOT
*You care abOUt_ HD research and *I don’t want to have physical exams | Elaile] il

fut.ure‘generatlons . or thinking tests *Contact UC Davis Research
*Being in res‘earch make.zs you feel like «Fear of needles Coordinator, Becky Craig,

you are ‘doing something’ about HD «Not wanting to drive that far ;?;a;%?f(:daws'edu , Phone: 916-

| don’t want to be on a placebo
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Research and Vulnerable Populations

There are certain populations of participants which the federal regulations define as “vulnerable populations.”
These participants are groups of people who may require greater protection than normal as they may be at
higher risk for negative outcomes, they may have reduced capacity to consent, they are more prone to
coercion, etc. These groups include, but are not limited to:

Children Pregnant People with
(minors under women, impaired .
L Prisoners
the legal age fetuses, cognitive

of consent) neonates function

Children and Research: children and young adults can also volunteer to participate in research

opportunities. As stated above, children are a protected population, meaning that IRBs require additional
protections to be included in studies, to protect their wellbeing and safety as research volunteers.

/ Things to consider IF your child wants to participate in research: \

e Children UNDER 18 years old will need agree to participate, AND

* Get one OR both parents or legal guardian permission for participation. The requirement of one
or both parents will depend on the study.

* Research involving children and adolescents include a form called an ASSENT form. This
provides information about study participation tailored specifically to participates
age/development.

* ALWAYS, describe the study expectations to them in detail, at a level appropriate to their
understanding.

e Children and adolescents interested in research participation should ask questions prior to
deciding whether to participate. Parents/guardians should also ask questions, raise concerns
prior to deciding to agree to participation.

* If a child turns 18 during a study, they will have to sign a consent form as an adult participant/

K before continuing participation in the study.

For more
information on
research,
visit:

HDSA.org HDSA Center of Excellence, UC Davis  Help4HD

HDBuzz.net Clinical Trials.gov
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Glossary

Assent: Children cannot legally consent to research prior to the age of 18. In research that involves children under 18,
they are asked to provide assent. Assent means that they agree to take part. They may also dissent, which means they
do not agree. Unlike informed consent, assent is not always required by law, though IRBs may require it.
e To take partin the assent process, your child must be mature enough to understand the trial and what they are
required to do.
e Some children as young as 7 years old may be able to take part. This age varies depending on the child and the
group running the trial.

Blinding: also known as masking, this is the process of keeping the study group assignment hidden after allocation.
Blinding is often used in research and is intended to help reduce the risk of bias in trials that have two or more study
groups.

Clinical Research: clinical research examines people, or data or samples of tissue from people, which is studied to help
understand health and disease processes. This type of research is intended to help find new and better ways to detect,
diagnose, treat, and prevent disease.

Clinical Trial: A clinical trial is a type of study that where new medical approaches, such as new drug treatments or
medical devices are examined to see how they work in people. Also called clinical study. There are four phases of clinical
trials:

e Phase |: The main purpose of Phase | studies is to determine if the medical drug or device being studied is safe.
Phase | trials have about 20-100 healthy volunteers and can take several months. This phase helps researchers
assess how the drug or device effects humans (for example, in what way the human body absorbs, metabolizes
and excretes the drug).

e Phase ll: The main purpose of Phase Il trials is to determine the efficacy of the drug or medical device. This
phase may last several months or several years. There can be several hundred participants in Phase Il trials, and
most often phase |l trials are randomized and include a control group.

e Phase lll: Phase Il drug studies are randomized and blinded studies, which can include hundreds to several
thousands of participants. This phase can last several years and is intended to give the drug company and the
FDA more information about how effective the drug or medical device is. This phase can last several years and
helps drug companies and researchers clarify the benefits and possible adverse reactions of a drug.

e Phase |V: Phase IV trials are done after the drug is approved by the FDA for sale. In Phase IV trials drug
companies may want to:

o compare a drug with other already available treatments

o monitor the efficacy of a drug over a period of time

o determine the cost-effectiveness of a drug therapy as compared to already available treatments and/or
therapies

Consent Form: A document with important information about a medical procedure or treatment, clinical trial, or genetic
testing. It includes information on possible risks and benefits. If a person chooses to take part in the treatment,
procedure, trial, or testing, he or she signs the form to give official consent. Even if a participant signs this document,
they have the right to stop participating at any time they choose during the course of a study.
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Control Group: In a clinical trial, the control group is the group that does not receive the new treatment being studied.
This is the group which is compared to the group that receives the new treatment. This is done to examine if the
treatment is effective.

Double-Blind Study: A type of clinical trial in which neither the participants nor the researcher knows which treatment
or intervention participants are receiving until the clinical trial is over. This makes results of the study less likely to be
biased. This means that the results are less likely to be affected by factors that are not related to the treatment or
intervention being tested.

Eligibility Criteria: Describe characteristics that must be shared by all participants. The criteria differ from study to study.
Examples may include age, gender, medical history, and current health status.

Informed Consent: A process in which patients are given important information, including possible risks and benefits,
about a medical procedure or treatment, genetic testing, or a clinical trial. This is to help them decide if they want to be
treated, tested, or take part in the trial. Patients are also given any new information that might affect their decision to
continue. Also called consent process.

Institutional Review Board: An institutional review board, often referred to as an IRB, is an administrative body created
to protect the rights and welfare of human research subjects. Institutions typically have a local IRB which oversees any
affiliated research activities. The IRB must review and approve all research involving human subjects, before any
research activities can take place. In addition to approving the initiation of research with human subject, IRBs also
review any proposed modifications to research activities. The IRB can approve, deny, request more information, or
request changes to any proposed modifications submitted by researchers after the study is initially approved. IRBs are
made of at least 5 members of diverse backgrounds to consider all possible consequences of the proposed research.
IRBs include at least one member not affiliated with the institution, as well as one community member.

Interventional Study: An interventional study is one in which researchers administer and observe the effects of an
intervention, such as a new medicine, in order to evaluate its efficacy and the effects. Clinical trials are a type of
interventional study.

Observational Study: An observational study is one in which researchers observe the effect of a risk factor or disease,
diagnostic test, treatment or other intervention without trying to change who is or is not exposed to it.

Placebo: A placebo is an inactive treatment. A placebo may be in a pill or tablet form, or it may be an injection or a
medical device depending on the study. Placebos often look like the real medical treatment that is being studied except
they do not contain the active medication. Placebos are used in clinical research to help scientists establish if a new
treatment or medication is more beneficial that no treatment at all.

Principal Investigator: The principal investigator (Pl) is the primary researcher for a given study. The Pl is responsible for
overseeing the entirety of the study including managing study staff and ensuring all activities adhere to the study
protocol.

Sponsor: A person, company, institution, group, or organization that oversees or pays for a clinical trial and collects and
analyzes the data.

10| Page

(Rev 5/2020)


https://health.ucdavis.edu/huntingtons/

