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Frequently Asked Questions
y About Clinical Trials

Opportunitiesto help devel op new drugsfrom cysticfibrosis
research have never been more promising. More potential
therapies are in the CF drug development pipeline today
thanintheentire history of cystic fibrosisresearch. While
that givesall of usgreat cause for hope, it also charges us
with recruiting more peoplethan ever beforeto help ustest
new drugs. That'sthe only way we'll be able to get them
to the children and adults who desperately need them.
Participants in clinical trials are the key to new
treatments and a cure. Research cannot move forward
without them.

What happens during a clinical trial?

At the beginning of atrial, the research team—including
doctors, nurses, and other health care professionals—checks
the person’s health and tells them everything they need to
know about participating. The health check may involvea
physical exam and screening tests.

People found eligible for the trial and agree to participate
are asked to sign an Informed Consent Form to become
enrolled. The research team continues to check the
participant’shealth carefully during thetrial and for aperiod
of time after thetrial is over.

Some clinical trials require more tests and doctors visits
than usual. It is important to the success of the trial that
participants do everything expected of them and stay in
close touch with the research team.

Who can participate?

All clinical trials have guidelines about who can join. Some
enroll healthy people. Othersenroll only peoplewith certain
conditions such as CF. These guidelinesensurethefindings
will be accurate and useful. If atrial’s guidelines match
your condition, you may beeligibletojoin.

Tofind theright type of peopleto enroll in research and to
keep them safe, researchers must look at reasons for
including and excluding certain peoplefromtrials. Inclusion
criteriaaretraitseveryone must haveto beinacertaintrial.
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For example, atrial for anew CF medication would require
that all participants have a confirmed diagnosis of CF.
Exclusion criteriaaretraits people cannot havein order to
beinacertaintrial. For instance, atrial for medication to
clear mucus from the airways of young children would
exclude adults.

Will my CF careteam stay involved in my care?

Your CF care team’s involvement will depend on the
requirementsof thetrial. We encourage you to discusstrial
participation with your CF careteam.

What dowordslike protocol, placebo, randomized and
control group mean?

A protocol is adetailed plan for aclinical trial. Aimed at
answering certain research questions, the planis carefully
put together to protect the health of participants.

A protocol outlines:
e Thegoal of the research;
» What types of people may participate;

» The schedule of tests, procedures, medications, and
dosages; and

e Thelength of thetrial.

A placebo is an inactive medication that will not affect a
personinany way. Itisno morethan asugar pill. Inclinical
trial's, peopletaking experimental drugsare often compared
with those taking placebo drugs to learn how well adrug
really works.

When a patient is randomized, it means that he/she is
assigned by chance to one of the treatment groups. This
helps make sure that each study participant has an equal
chance of receiving the study drug or the placebo.

In many clinical trials, one group of patientsis given the
experimental drug or treatment, whilethe control groupis
given standard treatment or a placebo.
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These and many other commonly used research terms are
defined in the Glossary section.

What arethedifferent phasesof clinical trials?

The process of drug development beginsin thelaboratory.
New approachesto treatment aretested for several years—
firstinthetest tube, theninliving systemsor models. These
early testsarecalled “ preclinical” research. If thisresearch
proves promising, researchers will ask for approval from
the Food and Drug Administration (FDA) to begin clinical
trialswith patients.

Clinical trials with patients are done in phases. Trials at
each phase are donefor different reasons and hel p scientists
answer different questions.

InPhase 1trials, researcherstest an experimental drug or
treatment in asmall group of peopleto 1) learnif it issafe,
2) find asafe and tol erable dosage range, 3) decide how to
administer thedrug (i.e., ordly, intravenously, inhaled, etc.)
and 4) learn the side effects.

In Phase 2 trials, the experimental drug or treatment is
givento alarger group of people to see how well it works
(i.e, efficacy) and to keep testing its safety. At this stage,
the trials do not provide enough information to know
whether or not a drug works to treat an illness, but may
people may report some benefits.

In Phase 3 trials, the experimental drug or treatment is
givento large groups of peopleto 1) continue testing how
well it works, 2) determine dosage amounts, 3) watch for
side effects, 3) compareit with commonly used treatments,
and 4) collect information regarding itssafety. Thedrugis
usually put onthe market after Phase 3 trialsare completed
and the FDA approvesthe drug.

Phase4 trialsprovide moredetailsabout adrug, including
how well it works over along period and how it affects
people’squality of life. They alsolook at how much adrug
costs compared with how well it works and may compare
that with other new and standard treatments.

What aresome of thebenefitsand risksof participating
inclinical trials?

There are both possible benefits and risks to participating
inclinical trias.

Possible benefitsinclude:
» Taking an activeroleinyour own health care;

» Gaining accessto new treatments not availableto the
public;

 Getting expert medical care at leading health care
facilities;

* Helping othersby contributing to medical research; and
* Receiving atreatment that worksfor you.
Possiblerisksinclude:

* Side effects or adverse reactions to medications or
treatments;

* Receiving atreatment that doesn’t work for you; and

e Beingrequired to travel to the study site, receive
treatments, stay in the hospital, or follow complex
dosage requirements.

Can | leaveaclinical trial after | havejoined?

Yes, you canleaveaclinical tria at any time. If you choose
toleave or withdraw from atrial, you should | et theresearch
team know. They may ask you to come for afinal visit.

How safeare CF clinical trials?

Nothing is more important than safety in developing new
CF treatments. Therearefour layersof protectionin every
CFclinical trial.

Each trial must be determined as safe and appropriate for
patients by the:

1.CF Foundation
2.U.S. Food and Drug Administration (FDA);

3. Participating hospital or university’s Ingtitutional Review
Board (IRB); and

4.Data Safety Monitoring Board (DSMB). TheDSMB
isan independent committee of expertsin CF carethat
checksinformation on ongoing trials, watching for
possible problems or unwanted side effects.

The CF Foundation istheonly voluntary health organization
to organize a DSMB whose members are experts in CF
and compl etely independent and not involved in any way
with the trial or its participants. In this way, the CF
Foundation doesits best to keep partici pants safe throughout
theclinical trial.

How ismy safety protected broadly?

The U.S. government has strict guidelines and safeguards
to help protect people who chooseto participatein clinical
research. Every clinical trial in the United States must be
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approved and monitored by an IRB. Thisisto keep risks
as low as possible and ensure that the risks are worth any
potential benefits.

The IRB is usually made up of doctors and the general
public. They look at thetrial’sprotocol (aclear and detailed
plan of the experiment) to make surethat participants’ rights
are protected and thetrial does not cause them unnecessary
risk.

TheFDA also must approveal clinical trial protocolsand
make sureall of their proceduresare being followed asthe
trial goeson.

Inthe United States, anyone participatinginaclinical trial
must sign an Informed Consent Form. Thisform explains
the trial in full, including the risks, and a research team
member will explain the trial and the consent form to
individualsbeforethey signit.

How long does each phase of a clinical trial last and
what aretheassociated risks?

It usually takes an average of fiveto 10 yearsto takeanew
drug fromthestart of aclinical trial totheday it’sapproved.
The CF Foundation has been able to shorten that time.

Generally speaking:
e Phase 1 clinical trialstake several monthsto ayear.
e Phase 2 trialstake up to 2 years.
e Phase 3trialsusually last several years.

» The FDA may take several monthsor longer to approve
thedrug.

Each phase carries arisk that the drug might not work or
may have unwanted side effects. Only one in five drugs
tested on humans ever becomes availableto the public.

How do you choosewhich drugswill betested in clinical
trials?

Becauseonly oneinfivedrugstested ever becomesavailable
tothepublic, it'simportant to support many different trials
at the same time. And, with both money and participants
for clinical trialsin short supply, it isimportant to choose
thosedrugscarefully.

The CF Foundation and CFFT havetop-notch independent
CF researchers on their boards who look closely at all of
the available information and recommend which drugs to
study. Thesetrialsare then made public for peopletolearn
more about them.

At what age can someone join a clinical trial?

The age that someone with CF can participate varies
according to eachtrial. The age range depends on anumber
of factors, with safety alwaysfirstin mind.

Inclinical trialswhere participantstake medications, drugs
must be shown to be safe and work in ol der patients before
they can betested in young children. Also, young children
metabolize drugsdifferently than adults, soit isimportant
to test drugsin children aswell asadults.

How can | learn about CF clinical trialsin my area?

CF clinical trials are generally offered at accredited CF
Foundation care centers. The first place to check is with
your CF care physician. You also may want to check the
Find A Clinical Tria section on this Web site, or call our
toll-free Clinical TrialsHotlineat 1-877-8CF-JOIN (1-877-
823-5646). The National Institutes of Health also publishes
alistof clinical trialsat www.clinicaltrials.gov.

Who at my CF care center should | ask about clinical
trials?

You can ask your CF physician or member of the health
care team about clinical trials. Also, you may ask to talk
with the CF research coordinator at your care center who
can answer guestions about studiesand trials.

What questions should | ask about participating in a
clinical trial?

When you speak with your CF physician or the research
coordinator at your care center, consider asking thefollowing
guestions:

e What isthe purpose of the study?
» What will be asked of me?

» What will bemy rolein the study: healthy volunteer or
participant?

* Whowill bein charge of my care?
o Will the study benefit me?
» Will the study benefit others?

» Why do researchersthink that this particular drug or
treatment might work?

* What kinds of tests and experimental treatmentsare
involved?
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» How do the possiblerisks, side effects and benefits
compare with my current treatment?

* How might thisstudy affect my daily life?

* How long will the study last?

» Will hospitalization be necessary?

» Who will pay for my participation in the study?

* Will I bereimbursed for any expenses?

* How will I know if the experimental drug isworking?
o Will results of the studies be given to me?

» What type of long-termfollow-up carewill berequired?

Will | get early accesstodrugsif | participatein clinical
trials?

Tria participants—even those who received a placebo at
first—sometimes get to take the test drug for a period of
time. Ask thetrial’s contact person to seeif thisisthe case
inthetrial you'reconsidering.

What does* expanded access’ mean?

Inaclinica trial thereare certain requirementsthat apatient
must meet to be able to participate. For instance, in atrial
for CF, a patient may need to have to a minimum lung
function. If they don’t meet the requirements, they would
not be ableto participatein thetrial.

For patients who may benefit from a potential drug but
don't qualify to participatein atrial, FDA regulationsenable
manufacturers of investigational new drugsto providefor
“expanded access’ use of the drug. The primary intent of
the expanded access program is to allow access to a new
drug for people with alife-threatening or serious disease
for which thereisno good alternative treatment.

The secondary purpose of expanded accessisto generate
additional information about the drug, especially its safety.
Expanded access protocol scan be undertaken only if clinical
investigatorsare actively studying the experimental treatment
inwell-controlled studies, or al studieshave been compl eted.

To find out more about expanded access, visit
www.clinicatrials.gov.

| have participated in trials and have never heard
about the results. Why?

It'svery important to communi cate resultswith peoplewho
participateintrials. However, there are several reasonswhy
trial resultsmay bereleased either very slowly or not at all.

 The CF Foundation must coordinate with anumber of
drug companiesand universitiesto runthetrials.

* Thetrialsthemselves can takealong time. Participants
may berecruited over several years and getting the
results back after the final volunteer has been tested
can takealong time.

* It may takeawhileto analyzetheresultsof thetrial to
find out if it helps peoplewith CF.

e Only oneinthree drugs ever makesit to Phase 3 of a
clinical trial. Resultsfor drugsthat do not makeit are
never published. When results can be published, astrict
review process slows down the reporting. Publication
may not happen for ayear or more after thetria is
over.

All of these factors make it difficult to communicate the
results to the CF community. Even so, the CF Foundation
iscommitted to improving communication of resultstotrial
participants.

Who decideshow much money clinical trial participants
arepaid?

How much money ispaid to participants, if anything, isup
tothetrial sponsor. The amount of payment often depends
on the kind of trial and what participants will be asked to
do. Some researchers want to pay more so that that it does
not take so long to recruit participants. Others feel that
money should not be offered.

Participantsin CF clinical trialsare usually reimbursed for
travel and meals.

Please note, because accepting paymentsfor participation
may affect your continued eligibility for Supplemental
Security Income (SSI), Medicaid or Medicarelow-income
subsidies, please talk to your research coordinator before
participating in a clinical trial that offers payment for
participation.
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The CF Foundation is working to resolve this issue and
will informyou of progress. You can help reversethispolicy
and enable more people to participate in CF clinical trials
by contacting your Representativeto ask him or her to
support “The Improving Access to Clinical Trials Act,”
legidlationto removethisbarrier.

Are there plans to collect and compare clinical trial
infor mation from outside the United States?

The U.S. CF Foundation has close ties to CF groups in
Europe, United Kingdom and Australia. Weprovideresearch
support and chancesto work with U.S. scientists. Also, the
CF Foundation is working with more than 30 European
Union membersto create a global CF Patient Registry. It
will makeinternational research easier and help usidentify
the best patterns of CF care. Thisglobal registry will have
the same standards of confidentiality aswe use hereinthe
United States.

Why aren’t all CF carecentersinvolvedin clinical trials?

Larger CF care centers have more people with CF and can
more easily recruit for clinical trials. These centers have
clinical research coordinators who recruit people with CF
and also help conduct trials. However, the CF Foundation
isworking hard to give more people everywhere the chance
to participateintrials.

Our Web site hasinformation on what everyone can do to
participate. A Clinical TrialsHotline (1-877-8CF-JOIN) also
is available to help answer questions. Finally, the CF
Foundation hasincreased the number of care centers who
have research coordinators and can offer clinical trials.

What can | do to help bring CF treatmentsto the CF
community sooner?

Thesingle most important thing you can doisparticipatein
clinica trials. Find out what trials are recruiting at your
center. Visit our Find A Clinical Trial section to look for
available trials. CF researchers are working hard to find
new ways to treat CF, but not a single new treatment can
be tested without including peoplewith CF.

What does the futurelook like for my child with CF?
Isacureinsight?

No one knows when the cure for CF will come, but the
outlook for children born today with CF has never been
brighter. New treatmentsare now being devel oped that should
makeareal differenceintheway lung disease and nutrition
issues are managed. Today, young children with CFhavean
excellent chancetoliveafull and rewardinglife.

Other than raising enough money for resear ch, what
arethebiggest challengesto finding acurefor CF?

Finding enough peopleto participatein clinical trialsisthe
biggest challenge. Many possible new treatments for CF
are in the pipeline, but they must be thoroughly tested to
prove they work and are safe. This can only happen if
enough peoplewith CF participatein clinical trials.

To help recruit more people, the CF Foundation is making
aspecial effort to giveall peoplewith CF the chanceto be
in clinical trials. We have increased the number of care
centerswho can offer clinical trials and we are striving to
sharetheimportance of participatingin clinical trialswith
everyone who has CF.
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