
I N T R O D U C T I O N
In this age of mandated clinical trial registries

and results databases, pharmaceutical, biotech-

nology, and medical device companies struggle

to disseminate information about protocol and

trial results in ways that patients can easily un-

derstand. These companies spend valuable time

and resources on interpreting regulations and

determining how best to present the data in a

patient-friendly but nonpromotional manner

when, in fact, clinical development programs

seem to overlook one obvious alternative: pa-

tient advocacy organizations. Patient advocacy

groups are seldom consulted when clinical trial

protocols are developed or when trial results are

released (1), yet these groups represent tens of

thousands of patients with diseases and disor-

ders that run the gamut of the alphabet from

atopic dermatitis to cancer to obesity to Zell-

weger syndrome. Currently, only 5% of patients

with cancer are enrolled in a clinical trial at any

given time (2).

Advocacy organizations function as a direct

conduit to specialized patient populations.

From providing patients and their families with

information about the relevant disorder to ac-

tually funding research, advocacy organizations

can provide a communication channel to reach

thousands of potential clinical trial partici-

pants. Pharmaceutical, biotechnology, and

medical device industries often underappreci-

ate and inadequately utilize advocacy organiza-

tions in meeting the challenges of patient re-

cruitment and participation for clinical trials. 

The need to disseminate clinical trial infor-

mation for both enrolling and completed trials

is urgent. New treatments are under develop-

ment, yet much of this information is not get-

ting out past the industry itself. Patients or po-

tential trial participants cannot enroll in a new

treatment study if they’re not aware of its exis-

tence. Indeed, in a survey of 5,972 cancer pa-

tients, 85% say they were never told or they did

not know about the possibility of enrolling in a

clinical trial for their treatment. Remarkably,

75% said they would have been willing to enroll

had they known it was possible (2). Many clini-

cal trials are slow to enroll because those who

develop the protocol often lack insight on the

relevancy and feasibility of the study and be-

cause their protocols are developed without

consulting patients about barriers and risks to

participation. Advocacy organizations can pro-

vide useful input by providing the patient’s per-

spective to protocol design, advising as to the

feasibility of the outcome assessments, and

communication of study results to constituents. 

When a clinical trial completes, the analyzed

results often do not reach the public’s collective

ear in a comprehensive and digestible format. It

is difficult and sometimes virtually impossible

for physicians and patients to make informed

decisions about life-threatening diseases when
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information about study results is not readily

available to them. Unlike researchers, most pa-

tients do not read medical journals or attend

scientific meetings. Instead, they use the Inter-

net, which may or may not be reliable and may

be confusing. Results from a 10-week study of

443 English-speaking outpatients with cancer

and 124 paired companions found that 44% of

the patients and 60% of their companions used

the Internet to find cancer-related information.

Indeed, approximately 41% spent more than 5

hours using it. This study also found that gov-

ernment-sponsored websites (eg, the National

Institutes of Health and National Cancer Insti-

tute websites) were used more and often than

commercial sites (3). 

Sometimes patients or potential trial partici-

pants may believe that enrolling in a trial will

dramatically increase their existing burden.

Lack of community leadership and resources as

well as concern over additional out-of-pocket

expenditures can inhibit clinical trial enroll-

ment (4,5). Transportation issues, reluctance 

to increase medication, fear of randomization,

misunderstanding about the use of placebos,

and concern about adverse health effects can

add to the already complicated life of a patient

with a debilitating disease (6). In fact, a Harris

Poll indicated that while 92% of respondents

felt that clinical trials would benefit themselves

as well as help others in the future, 56% of those

interviewed feared they might receive a placebo,

and 45% believed that they would be treated

like a guinea pig (7). In a separate online poll of

2,031 adults, only half were somewhat confi-

dent that clinical trial participants did not suf-

fer more pain or side effects than they would

from standard treatment (8). Only 24% were

very confident that treatments tested in clinical

trials have good scientific evidence supporting

the compound’s safety and efficacy (8).

Subjecting their children to invasive medical

procedures may also deter parental partici-

pation. Family and participant fatigue can 

affect a trial’s success or failure over time. 

The complexities of participation—modifying

work schedules, travel and accommodations,

frequent blood draws, biopsies, and clinical

testing—need to be incorporated into an al-

ready difficult system of care. Emotional and

physical fatigue must be recognized and ad-

dressed from the trial’s first-patient first-visit

milestone. Patient advocates can act as liaisons

to overcome these barriers.

For patients with serious or life-threatening

conditions, the benefit of protocol registries

and results databases is both poignant and sim-

ple: gain access to cutting-edge and exploratory

clinical technology and treatments. These tech-

nologies and treatments are often made avail-

able to patients only through participation in a

clinical trial. Patients with serious medical con-

ditions are often faced with the reality of a

shortened life expectancy, and their family

members want access to data and want to un-

derstand where they fit into the spectrum of the

disease process. Patients want to understand

their prescribed treatment regimens and what

other possibilities they might consider. And

they are interested in sharing their data with in-

dustry in an effort to promote interest in their

disease and to ensure that industry has accurate

and timely information. This important seg-

ment of the population often believes that shar-

ing this information will give them a front-row

seat for making informed decisions about treat-

ment options and participation in clinical trials,

and most important—hope. Patients want

transparency and are willing to be transparent

because it is mutually beneficial. Inclusion of

people of all backgrounds and ethnicities is im-

portant for the validity of study results, so it is

important to ensure the diversification of the

study population.

Patients who have debilitating but not immedi-

ately life-threatening conditions need help iden-

tifying what treatment is available, what is be-

coming available, or, for that matter, what is not

becoming available. For example, patients with

Duchenne muscular dystrophy “die a thousand

little deaths” over the course of 20 years: loss of

function, loss of hope, emotional upheavals, and

continuous readjustment of everyone in their

circle to their condition. This long and painful

journey could be eased a bit if clinical research

information was made more available. Patient ad-
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vocates can provide the affected community with

data on well-conducted trials and help to miti-

gate the effect of poorly executed trials.

These patients, not knowing what to do or

where to turn, often rely on expertise within a

broad clinic for information about new and in-

novative treatments. Unfortunately, as often is

the case, few practicing physicians offer de-

tailed information on where to look for help

simply because they do not know themselves.

Very often physicians suggest that the patient

already knows more and asks the patient or fam-

ily member to keep the physician abreast of the

latest information.

P A R T N E R S H I P S
Ideally and realistically, clinical researchers

should involve patients or advocates when plan-

ning and determining which research is con-

ducted and in interpreting the data (9,10). In-

deed, the United Kingdom Department of

Health’s Research Governance Framework for

Health and Social Care stipulates that patients,

family members, and patient advocates “should

be involved wherever possible in the design,

conduct, analysis and reporting of research”

(11). In the United States, groups such as the

Eastern Cooperative Oncology Group, which is

one of many in the Cancer Cooperative Group

network, include patient advocates in clinical

trial design (12).

Understandably, researchers are wary about

including patient groups when developing pro-

tocols and interpreting data because of per-

ceived difficulty in handling situations such as

how specialized interests might be advanced,

how to distill the information for a lay audience,

how to handle differences of opinion between

researchers and patients, and how to determine

if involving patients as consultants is a good use

of limited research resources. While these are

challenging issues to address, using these ob-

stacles as excuses for not involving patients is

inappropriate and unethical. Clinical research,

after all, is supposedly conducted for those peo-

ple who will ultimately benefit from treatment

with the approved compound. 

Insight from patients based on their own expe-

rience provides a different and much-needed

perspective to clinicians and researchers, which

could help identify important questions for not

only the clinical protocol but the interpretation

of research findings (13). Patient-reported reg-

istries, such as www.duchenneconnect.org, pro-

vide patients with resources to assist them with

an early, appropriate, and least-invasive diagnosis

and assist in the understanding and develop-

ment of new treatment trials for their disease.

Additionally, these specialty registries could pro-

vide industry with insight on a knowledgeable

population. By providing comment on the study

design, patients and advocates can assist indus-

try in identifying and removing barriers to par-

ticipation and help prioritize important research

endpoints, which could also increase the poten-

tial for patients to cooperate with researchers

and complete the trial. In fact, at least one group

of researchers who involved patients in the clini-

cal trial planning process noted that patients

were “useful in developing patient-centered out-

come measures,” “helped make a complex trial

comprehensible to most patients,” and played a

“pivotal role in providing ‘front line’ intelligence

on how the trial was being received during its de-

velopment and execution” (1). Industry must be

aware, however, that at least one barrier to clini-

cal trial enrollment is the language of research.

Phrases such as “exclusion criteria” and “primary

outcome measure” are incomprehensible to pe-

diatric patients as well as their family members.

Language must be clear, consistent, and educa-

tionally appropriate if patients are to understand

and cooperate with screening procedures to ac-

cess eligibility and ongoing participation in clin-

ical trials. Additionally, outcome measures need

to be realistic and presented in a non-anxiety-

producing manner. All patients, especially chil-

dren, participating in trials are anxious about

outcome measures. They want to do whatever it

takes to screen well and be included in the trial.

Performance anxiety about a potentially unreal-

istic endpoint often gets in the way, thus impact-

ing recruitment. Involving advocacy in trial de-

sign may help facilitate successful performance

in obtaining desired outcomes. 

Additionally, researchers can receive input
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from the patient population on appropriate

endpoints, which may result in fewer expensive

trials failing to meet an endpoint. Once a pro-

tocol is approved and implemented, advocacy

groups can engage community members and

assist in developing strategies to deal with is-

sues arising after recruitment begins. Indeed,

this approach could reduce the time it takes to

enroll individuals in trials that could ultimately

prove or disprove a compound’s efficacy and

safety. Although not well documented, millions

of dollars are spent annually on ensuring that

trial milestones are met, including patient 

recruitment. Advocates can help researchers

achieve recruitment milestones through aware-

ness of the trial to a particular population. 

Advocates can provide treatment information

and care options to members of the affected

population. If and when new clinical trial infor-

mation becomes available through a registry or

results database, advocacy groups can work to

make their community aware of it. This method

allows participants and caregivers to review the

clinical trial process, and to better understand

how research findings make the transition into

clinical treatment.

Likewise, advocacy groups can often connect

industry with academia through ongoing rela-

tionships. However, one challenge advocacy

groups face is industry advocacy outreach pro-

grams that are designed to engage patients with

particular illnesses. Very often, however, these

programs are viewed by some advocacy organi-

zations as gatekeepers, not partners. Advocacy

groups may be able to liaise directly with physi-

cians to address the delay in putting research

findings into practice. Physicians involved in a

trial often are not allowed to discuss results or

do not receive trial results. As a result, patients

receive information via the grapevine, which is

always incomplete and sometimes incorrect. Ad-

vocacy groups can more directly convey up-to-

date information about the probabilities of dif-

ferent outcomes and the potential impact on

quality of life because patients trust advocacy

groups as a reliable and dependable source for

information.

Clinical trial participation involves both op-

portunity and risk. In progressive, debilitating

conditions where accommodation and reacco-

modation take place on a daily basis, many, but

not all, patients are willing to take any risk and

do whatever it takes to participate in the trial.

When reading the informed consent, patients

or family members consider benefit and risk, ul-

timately signing onto improved clinical care,

potential benefit, and hope. They often refer to

themselves as the “luckiest of the unlucky.” Pa-

tients participating in clinical trials are bom-

barded by questions and have concerns about

the study drug not working or providing bene-

fit, that they will not receive active drug, and

about what happens next. What happens after

the trial? When will results be available? Will

patients have access beyond the trial or soon af-

ter? A communication plan with patient advo-

cates can help provide the psychosocial support

to assist in answering these questions about

specific studies and the research process.

C O M M U N I C A T I O N
While it is important to recognize the need to

derive and protect comprehensive data from

clinical trials, perhaps the most vexing issue

clinical trial participants face is the lack of com-

munication with the trial sponsor. Experienced

patient advocates can convey to their con-

stituents the need to preserve the integrity of

clinical trials. It is essential to establish a de-

pendable system for communicating regularly

with trial participants. The patients and advoca-

cy organizations are counting on it and in turn,

regular communication will explain status and

help to dispel rumors. Whether communicated

quarterly to investigators who in turn inform

patients that the researchers are evaluating data

from a completed trial or, on a more frequent

basis, to inform the population about the en-

rollment progress of an ongoing trial, timely

and purposeful communication is crucial. An

advocacy board as part of the research team can

take the burden off the principal investigator

and the research team.

The introduction of clinical trial registries

can help inform potential participants of new or

ongoing trials, but many advocates believe that
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these registries provide too little information

too late. For example, posting minimal investiga-

tor contact information on a registry such as

ClinicalTrials.gov can actually discourage pa-

tients from exploring the trial further because

of the exhaustive effort it can take to navigate

the company gatekeepers who manage the con-

tact information. Like it or not, pharmaceutical,

biotechnology, and medical device companies

are tried in the court of public opinion and

when communication breaks down, public

opinion of clinical trial research and those who

conduct the trial can fall dramatically. Anecdo-

tal reports of patient advocates calling phone

numbers listed on ClinicalTrials.gov and reach-

ing an investigator’s home or a department

within a pharmaceutical company that lacks the

information requested are clear examples of

missteps that can deter enrollment in clinical

trials. 

Frequently viewed negatively and often with

suspicion, clinical development programs often

fail to deliver adequate information to patients

and their families about therapeutic progress

once the trial has concluded. Although rare,

some development programs have included ad-

vocacy groups in a communication plan (1), but

patients are generally lost in the shuffle in the

complex business of conducting clinical trials.

Prior to the advent of the Internet or communi-

ty forums, unhappy patients and families could

complain to anyone who would listen about the

trial. Now, the complaints are heard worldwide

and simultaneously. In some cases, rumors of

adverse events or serious mistakes can virtually

halt enrollment of a clinical trial, which sub-

stantially delays therapeutic advancements. In

instances in which a small company interacts

closely with trial investigators, a brief email 

update addressing participant and family con-

cerns could relieve the anxiety caused by erro-

neous rumors. Frequent interactions with advo-

cacy groups to ascertain and answer participant

concerns, whether verbally or via email, could

contribute to a more positive perspective of the

industry and, as a result, could ensure that a tri-

al enrolls and completes on time.

Often the only communication clinical trial

participants receive after the trial completes

comes in the form of a press release, which is

not only impersonal but sanitized and artificial.

Although clinical trial results databases will

provide data that participants can access, the

interpretation of the data should be communi-

cated in a more digestible format. Indeed, a but-

ton on the company website directing patients

to the latest information about a trial would be

far more useful. Likewise, a simple email inform-

ing participants about the status of the trial,

data, or FDA milestones could suffice. A well-de-

signed and executed communication plan can

keep participants abreast of the status of a trial

once their own participation is completed. Ways

to communicate results should be thoughtfully

planned and included in trial implementation

and informed consent processes.

T R A N S P A R E N C Y
Clearly, the relationship between companies

sponsoring clinical trials and patient advocate

organizations must be transparent and trusting.

Unfortunately, this is sometimes not the case. In

one example, a large National Institutes of

Health (NIH) trial showing that lumpectomy

was as effective as mastectomy was halted after

the National Women’s Health Network discov-

ered that the trial’s organizers had been associ-

ated with irregular research (14). In government

hearings following the revelation, former Con-

gresswoman Patricia Schroeder indicated that

subsequent public anxieties over the falsified

data could have been avoided if NIH scientists

had allowed consumer representation in the

planning and conduct of research (15). If pa-

tients had been consulted, the trial could have

been designed differently or might have been

more closely monitored. Cooperation between

industry and trial participants inspires confi-

dence within the patient and advocacy commu-

nities. It encourages the advocacy organization

to communicate with their patients in a respon-

sible manner. Working together, a consistent

message can be conveyed. Because patient ad-

vocacy groups are a trusted source of informa-

tion, regular and transparent communication

serves to reassure the patients. Patients who
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trust are more willing to participate in clinical

trials. Patients who feel they have a voice can

become powerful advocates for clinical re-

search.

C O N C L U S I O N
Ultimately, patient advocates can help. Their

stories can move an emotionally charged public,

influence policy and legislation, and help enroll

patients in trials. Teamed with scientists and cli-

nicians, patient advocacy groups can help

health professionals define clinically meaningful

questions and provide input so that clinical trial

design and conduct is as comprehensive as pos-

sible. Additionally, advocacy organizations can

educate the affected population and the public

as a whole about well-designed clinical trials.

When advocacy groups call attention to trials in

clinical protocol registries as well as trial results

databases, this attention can assist in both en-

rolling ongoing trials and providing patients

and families with trial results so desperately

needed to further development of new treat-

ment options.

When evaluating all of the resources currently

available, pharmaceutical, biotechnology, and

medical device companies should look to pa-

tient advocate organizations as a viable re-

source. Both researchers and patients can bene-

fit from well-conducted clinical trials and

should work together to save valuable resources

instead of engaging in a tug-of-war over trial de-

sign, conduct, and reporting. In the end, the

goal is the same: to provide improved health

care to those who need it. After all, without trial

participants, progressive medicine stops.
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