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2018

Pharmacogenetic profile and major depressive and/or bipolar disorder treatment: a retrospective, cross-sectional study

Theme: Bipolar disorder, depression, pharmacogenetics Collaborator: Pathway Genomics

This project sought to connect patient reported treatment history and tolerability, captured through PLM survey tool, with
genetic profiling, done by Pathway Genomics. An association was found between patient reported medication efficacy
and the Pathway Genomics pharmacogenetic panel, however there was no association between reported efficacy and
the panel. The result of this study shows that pharmacogenetic profiling is potentially useful in predicting treatment
efficacy in depression.

Tonozzi TR, Braunstein GD, Kammesheidt A, Curran C, Golshan S, Kelsoe J. Pharmacogenetic profile and major
depressive and/or bipolar disorder treatment: a retrospective, cross-sectional study. Pharmacogenomics. 2018 Oct;
19(15):1169i 1179.

DigitalMe: a journey towards personalized health and thriving

Theme: Digital health, omics, personalized health, thriving Collaborator: N/A

The experience of health is unique to each individual, yet health care has traditionally focused on what is known about the
disease rather than what is known about the person with the disease. This invited commentary describes the vision
developed at PatientsLikeMe to create DigitalMe, a personalized virtual avatar made possible through the digitization of
individual level data from all available sources.

Okun S, Wicks P. DigitalMe: a journey towards personalized health and thriving. BioMedical Eng Online.
2018;17(1):119.

lt's time to stop saving Athe mind is unaffectedo in ALS

Theme: ALS, Cognition Collaborator: N/A

Since ALS was first described in 1868, a myth has persi st e
mind is unaffectedo. However, while the past few decades |
remains widely held in the clinical and patient literature that cognitive and emotional signs are not a feature of the

disease. This editorial in Neurology seeks to overturn that belief, highlighting a recent study showing that by the time all

regions of the body are involved, most patients actually do have some type of cognitive, emotional, or behavioral

abnormality. Only by facing up to the hard truth of this disease will families and clinicians be better able to understand it

and fight back.

Wicks P, Alpert SM. It'st i me t o stop saying At hMeurologn #8018;94(15u67®68E. ect ed O
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Validating a Framework for Coding Patient-Reported Health Information to the Medical Dictionary for Requlatory Activities
Terminology: An Evaluative Study

Theme: Health informatics, Data curation, Patient-generated health data Collaborator: FDA

This study aimed to compare the coding of patient generated health data (PGHD) on the PatientsLikeMe (PLM) platform
to how the same reports would be coded if they were received by the Food and Drug Administration (FDA). Unlike many
other platforms where PGHD exists, PGHD on PLM is captured in structured data fields, reviewed by a team of health
care professionals, and coded to medical ontologies such as ICD10 and MedDRA. An FDA coding expert retrospectively
reviewed a dataset of PGHD and evaluated the medical accuracy and appropriateness of the codes assigned by the PLM
Health Data Integrity team. Overall, the FDA coding expert agreed with the coding for >97% (3,140/3,234) of the reports.
PLM MedDRA coding of PGHD was generally comparable to how the FDA would code similar data.

Brajovic S, Blaser DA, Zisk M, Caligtan C, Okun S, Hall M, Pamer CA. Validating a Framework for Coding Patient-
Reported Health Information to the Medical Dictionary for Regulatory Activities Terminology: An Evaluative Study.
JMIR Med Inform. 2018;6(3):e42

The Impact of Disease-Modifying Therapy Access Barriers on People With Multiple Sclerosis: Mixed-Methods Study

Theme: Cost sharing, multiple sclerosis, patient adherence Collaborator: Novartis

This study describes the barriers people with Multiple Sclerosis (MS) face when trying to access to a disease-modifying
therapy (DMT) and the impact of these barriers on their adherence and relapses. Results are based on a survey of 507
PatientsLikeMe members with relapsing-remitting MS along with follow-up interviews with 10 participants who had
difficulty accessing a DMT and who reported having a relapse during the time of this difficulty. Nearly half (46%) of
participants had ever experienced problem getting access to the DMT prescribed by their doctor, and among those who
experienced access issues, about half had a relapse during that time. The major barriers to access were authorization
issues by insurance companies and out-of-pocket costs. Among those who faced barriers, getting access involved hours
spent contacting many stakeholders, including doctors, pharmacies, insurers, and pharmaceutical companies, among
others. That is, at a time when people with RRMS are likely to be feeling at their worst, they have to do the most work and
overcome the financial barriers to get the medication that can help them to feel better or prevent disease progression.

Simacek KF, Ko JJ, Moreton D, Varga S, Johnson K, Katic BJ. The Impact of Disease-Modifying Therapy Access
Barriers on People With Multiple Sclerosis: Mixed-Methods Study. J Med Internet Res. 2018 Oct 30;20(10):e11168.
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Understanding 6Good Health careé from the Patientds Per spe
Concept Mapping

Theme: Concept mapping, Patient-centered, Collaborator: University of Maryland,
Conceptual development, Performance measures Robert Wood Johnson Foundation
The primary objective of this study was to conceptualize f

patients by utilizing concept mapping (CM). Secondary objectives including an evaluation of the relative priorities of

concept mapping domains among (1) various patient populations, including different demographic and clinical

populations, and (2) patients and stakeholders (clinicians, researchers, purchasers, measure developers, health IT). This

process generated more than 1200 statements which were then mapped into 10 major concepts and revealed ten key

areas to describe "good careo: Active Patient Role in Car e
Focus on Outcomes, Doctor or Provider Competence, Individualized and Empathic Care, Collaborative Care, Effective

Staff Communication, Care Accessibility and Cost, and Office Management. This comprehensive qualitative and

quantitative investigation is an important first step in developing patient-reported outcome performance measures that

capture the aspects of health care that are most important and relevant for patients.

McCaffrey SA, Chiauzzi E, Chan C, Hoole M. Understanding '‘Good Health care' from the Patient's Perspective:
Development of a Conceptual Model Using Group Concept Mapping. Patient. 2018.

Patients' role and rights in research

Theme: Patient centeredness, Trials Collaborator: None

While patient involvement and engagement is growing in stature, critics contend that for many researchers it is merely

A v i signaliego , hel ping to keep the status quo entrenched and n¢
editorial, a group of patient research advocates highlight the stumbling blocks in involving patients in research and

announce a new policy for the BMJ group of journals that will enshrine requirements to provide details of how patients

and other relevant communities will be informed about their research.

Wi cks P, Richards T, Denegri S, Godl ee.2P18;36R:k3193.ent s6 r ol

Validation of the shortened Perceived Medical Condition Self-Management Scale in patients with chronic disease

Theme: Disease management, self-management, PROs Collaborator: Vanderbilt University

How people living with chronic illness peetéivacybpmbsel ae
helping them achieve wellness. Using our Open Research Exchange, our collaborators at Vanderbilt University were able

to quickly validate a shortened version of the Perceived Medical Condition Self-Management Scale (PMCSMS), cutting

the number of items in half while still maintaining good psychometric properties, leading to increased efficiency in using it

in research and clinical practice.

Wild MG, Ostini R, Harrington M, Cavanaugh KL, Wallston KA. Validation of the shortened Perceived Medical
Condition Self-Management Scale in patients with chronic disease. Psychol Assess. 2018 Oct;30(10):1300-1307.
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Scaling PatientsLikeMe: Web-b ased Survey of Benefits Arising for Me mber s
Platform

Theme: Patient-centeredness, Self-management, Activation Collaborator: AstraZeneca

Whydoes PatientsLikeMe exist? To help our members, of cour se
survey of over 7,000 members we learned that most members felt they had a better understanding of their condition as a

result of using the site (67% agreed), which treatments were available (60%), and making decisions about treatments

(58%). About half of patients (52%) felt they had better conversations with their healthcare professional, and 33% said

wedd helped them be mocaton. dhiststedy éemonstrates hdwtpatients cam betp ipatients to live

better every day.

Wicks P, Thorley EM, Simacek K, Curran C, Emmas C. Scaling PatientsLikeMevi a a @A Gener al i zed P
Members with Chronic Iliness: Web-Based Survey Study of Benefits Arising. J Med Internet Res. 2018;20(5):e175.

Understanding How Chorea Affects Health-Related Quality of Life in Huntington Disease: An Online Survey of Patients
and Caregivers in the United States

Theme: Patient-centeredness, Huntington& disease, Quality of Life Collaborator: Teva Pharmaceuticals

As a hereditary, neurodegenerative disease with progressively worse motor, cognitive and emotional-behavioral
symptoms, Huntingtonds disease (HD) has a profound i mpact
treatment is limited. One of the hallmark symptoms in HD, chorea i characterized as dancelike, irregular, and

unpredictable movements i can be treated pharmacologically, though effectiveness varies. This survey asked patients

their experience and perspective on living with HD, with a particular focus on chorea, and how this symptom impacts

quality of life and functioning. Patients felt that management of HD-related chorea to be important, and those

experiencing a greater impact of chorea on HRQoL and overall functioning indicated a greater desire to participate in

medical decision making. When evaluating the impact of chorea on HRQoL among patients, anxiety, stigma, and their

outlook on their well-being are important contextual factors that need to be considered in treatment plans.

Thorley EM, lyer RG, Wicks P, Curran C, Gandhi SJ, Abler V, Anderson KE, Carlozzi NE. Understanding How

Chorea Affects Health-Related Quality of Life in Huntington Disease: An Online Survey of Patients and Caregivers in
the United States. Patient. 2018.

Patient engagement in type 2 diabetes mellitus research: what patients want

Themes: Diabetes mellitus, Patient involvement, Research priorities Collaborator: Janssen

Patients are increasingly being included as collaborators in research, however few studies have asked patients for their
thoughts about participating in research. Based on a series of posts in the Type 2 Diabetes (T2D) forum, we asked
PatientsLikeMe members what they think about the state of T2D research and about their own participation in research.
We discuss the ways that patients want to be involved in research, and the merits of using an online forum to learn about
patient preferences.

Simacek KF, Nelson T, Miller-Baldi M, Bolge SC. Patient engagement in type 2 diabetes mellitus research: what
patients want. Patient Preference and Adherence. 2018;12:595-606.
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No tears in heaven: did the media create the pseudo-phenomenonfial t-adjudet ed | achrymosity sy

Theme: Pseudo-bulbar affect Collaborator: N/A

Have you ever cried while watching a movie on a plane? Many celebrities say they have, and some have even suggested

that being in an airplane may somehow increase the likelihood that any of us would cry or feel more tearful. That

hypothesis is intriguing, because it could tell us a lot about a neurological condition called pseudobulbar affect (PBA)

which causes uncontrollable weeping in people with ALS, MS, stroke, and dementia. We conducted a survey of over

1,000 recent flyers who had seen a movie both on a plane and on the ground and were surprised to find there was no

difference at the likelihood of crying in the air vs. on the ground. We concluded this was an urban legend perpetuated by

soci al medi a because people choose to watch more dramas at
urban legend firmly back to earth.

Wicks P, Lancashire L. No tears in heaven: did the media create the pseudo-p h e n o me n o n-adjfustddt i t ud e
lachrymositys y ndr ome ( AALS) 6:&569.Peer J. 2018;

Free-Living Physical Activity Monitoring in Adult US Patients with Multiple Sclerosis Using a Consumer Wearable Device

Themes: MS, Activity monitors, Wearable physical activity monitoring Collaborator: Biogen

This study captured mobility patterns in data in MS patients using Fitbits. It is possible to estimate participant activity
levels from as little as 2-day step estimates and self-reported disability. This may reduce the burden on patients,
clinicians, and researchers when monitoring clinical status in MS.

DasMahapatra P, Chiauzzi E, Bhalerao R, Rhodes J. Free-Living Physical Activity Monitoring in Adult US Patients
with Multiple Sclerosis Using a Consumer Wearable Device. Digit Biomark. 2018;2:47-63.

2017

Comparison of rates of nausea side effects for prescription medications from an online patient community versus
medication labels: an exploratory analysis

Themes: Pharmacovigilance, Real-world evidence, Crowdsourcing Collaborator: AstraZeneca

While medication labels are considered the authoritative resource for medication information, emerging research
suggests that patient-generated health data (PGHD) are a valuable tool to understand the ways in which patients
experience medications in real world settings. This study compared adverse drug reaction rates from FDA medication
labels with those self-reported by patients from PatientsLikeMe. Nausea rates for 163 medications were compared
between the two data sources. In general, patient reported rates of nausea were lower than those reported in medication
labels. This discrepancy demonstrates that medication labels may not comprehensively describe the patient experience.
Results suggest that a combination of information from different sources may provide a more rounded and holistic view
on medication safety and tolerability.

Blaser DA, Eaneff S, Loudon-Griffiths J, Roberts S, Phan P, Wicks P, Weatherall J. Comparison of rates of nausea

side effects for prescription medications from an online patient community versus medication labels: an exploratory
analysis. AAPS Open. 2017. 3:10.
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Health Informatics: An Interprofessional approach (2nd Edition)

Themes: Health informatics, ePatient, mHealth Collaborator: N/A

This textbook for health professionals describes how information technology intersects with health care. PatientsLikeMe
staff Sally Okun and Christine Caligtan authored the chapter on ePatients, mHealth and patient networks for both the first
and second edition. Additional chapters cover topics including information systems and applications such as electronic
health records, clinical decision support, telehealth, and social media tools, data science and analytics. The first and
second editions won American Journal of Nursing Book of the Year award for 2013 and 2017 respectively.

Nelson, R, Staggers, N Health informatics: An interprofessional approach (2n Edition). 2017. St. Louis, Missouri:
Elsevier.

Patient perspectives on neuromyelitis optica spectrum disorders: Data from the PatientsLikeMe online community

Themes: Neuromyelitis optica, Symptoms Collaborator: AstraZeneca

NMO (also known as Devicb6s disease) is a rare disorder
paper we describe the patient experience of living with NMO based on data from our community on PatientsLikeMe.
Median delay from symptom onset to diagnosis was about a year, with the three most frequently reported symptoms
being fatigue, pain, and stiffness/spasticity. Relative to MS patients, NMO patients had more vision problem and fewer
cognitive problems.

Eaneff S, Wang V, Hanger M, Levy M, Mealy MA, Brandt AU, Eek D, Ratchford JN, Nyberg F, Goodall J, Wicks P.

Patient perspectives on neuromyelitis optica spectrum disorders: Data from the PatientsLikeMe online community,
MS and Related Disorders. 2017. 17:116-122

Building a learning health community: By the people, for the people

Themes: Patient empowerment, Learning health system Collaborator: N/A

This paper describes the development of the Patient and Caregiver Journey Framework and related patient-informed
principles for design and measurement created by PatientsLikeMe in partnership with patients and caregivers using
qualitative research methods, immersive observation and directed one-on-one conversations. These tools provide a
person-centric foundation upon which the knowledge and experience of patients and caregivers are collected, curated,
aggregated and shared to support a data-driven learning health community continuously powered by the people and for
the people.

Okun S, Goodwin K. Building a learning health community: By the people, for the people. Learn Health Sys.
2017;1:e10028.
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Patient and Stakeholder Engagement in Designing Pragmatic Clinical Trials

Themes: Pragmatic clinical trials, Stakeholders, Patient-centeredness Collaborator: University of Maryland

To ensure trials are truly reflective of what is meaningful to patients, patients and stakeholders should be engaged during
the entire trial processd from planning the trial through conducting the trial to disseminating the results. Identifying,
recruiting, training, continually engaging, and compensating an advisory committee of patients and stakeholders to serve
as a resource and guide through the trial process is one way to increase the patient-centeredness of a trial. Patients can
help design recruitment and retention strategies, co-develop endpoints, review consent forms, and identify appropriate
dissemination channels. Patient involvement throughout the trial benefits not only the research team but the patients
themselves as well as future patients. This chapter explores how to increase patient-centeredness in clinical trials by
engaging patients and stakeholders throughout the pragmatic clinical trial process.

Hung A, Baas C, Bekelman J, Fitz-Randolph M, Mullins C D. Patient and Stakeholder Engagement in Designing
Pragmatic Clinical Trials. In: Birnbaum, H G, Greenberg, P E (Eds.), Decision Making in a World of Comparative
Effectiveness Research: A Practical Guide. 1st ed. ADIS; 2017. 137-152.

The experience of weight loss and its associated burden in patients with nonzmall cell lung cancer: results of an online
survey

Themes: Non-Small Cell Lung Cancer, Weight loss Collaborator: Helsinn Therapeutics

Cachexia is unintentional significant weight loss that can occur with diseases like lung cancer. In this survey, 95

PatientsLikeMe members with advanced non-small cell lung cancer were asked about hunger, weight loss, and the

impacts on their lives. Patients who experienced considerable weight loss reported worse function, lower health-related

quality of life, and more symptoms such as fatigue and changes in food taste than those who did not have weight loss.

The reported fatigue also directly impacted their ability to do daily chores, climb stairs, or manage daily activities such as
showering. ldentifying and managing cachexia should i mpr o\

Rodriguez A M, Braverman J, Aggarwal D, Friend J, Duus E. The experience of weight loss and its associated
burden in patients with non-small cell lung cancer: results of an online survey. Journal of Cachexia, Sarcopenia and
Muscle - Clinical Reports. 2017. 2:2.

Clinical trials from the patient perspective: survey in an online patient community

Theme: Clinical Trials Collaborator: N/A

Developing new medicines relies on the successful completion of clinical trials, but it is difficult to recruit and retain patient
volunteers. This study sought to describe drivers and barriers to trial participation, as well as condition-specific trial
preferences. We found that most patients are willing to enroll, yet very few are invited. Trial participation is often
burdensome, but patients are willing to help improve trial design. Researchers should allow patients to help design better
trials to overcome recruitment and retention issues and hasten the development of new medicines.

DasMahapatra P, Raja P, Gilbert J, Wicks, P. Clinical trials from the patient perspective: survey in an online patient
community. BMC Health Services Research. 2017. 17:166.
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2016

PatientsLikeMe: Crowdsourced Patient Health Data as a Clinical Tool in Psychiatry

Themes: Psychiatry, Crowdsourcing Collaborator: National Network of
Depression Centers

A recent survey found that almost half of psychiatric patients use social mediad and that most activity is focused on
searching for information about mental disorders, services, and medications. However, much of the information available
on mental health websites may be non-specific and difficult for patients to apply in a personalized way. Online resources
that allow patients to better identify other patients like themselves, find support, and share meaningful information about
treatment options may offer significant clinical advantages. This article reviews ways in which clinicians can integrate
patient research networks such as PatientsLikeMe to enhance treatment delivery.

Chiauzzi E, Lowe M. PatientsLikeMe: Crowdsourced Patient Health Data as a Clinical Tool in Psychiatry. Psychiatric
Times. 2016. 33(9), 24G-24H.

Communicating laboratory test results for rheumatoid factor: what do patients and physicians want?

Themes: Rheumatoid Arthritis, Patient-Centeredness Collaborator: Genentech

Most laboratory test reports are not designed to be patient-friendly. This study explored patient and physician attitudes
toward laboratory test reports and ways these reports could be improved. A total of 348 physicians in four specializations
(general practitioners, internal medicine, rheumatology, and allergy/immunology) across four countries (US, UK,
Germany, Switzerland) were surveyed about their current opinions about laboratory test reports and possible
improvements. Both physicians and patients expressed a desire for patient-friendly information on laboratory reports to
improve communication. Physicians expressed a need for education for patients around false-positive and false-negative
results within laboratory reports, while patients sought context around the meaning of results, relevance to other tests,
and follow-up steps.

Kelman A, Robinson C, Cochin E, Ahluwalia N, Braverman J, Chiauzzi E, Simacek K. Communicating laboratory test
results for rheumatoid factor: what do patients and physicians want? Patient Preference and Adherence. 2016.
10:2501-2517.

Getting stem cell patients fion the grido

Themes: ALS, Learning Health System Collaborator: N/A

When an editorial in Nature Biotechnology decried the number of unlicensed stem cell clinics offering unregulated
treatment in the United States, we outlined the history of this practice in ALS research spanning the range from genuine
and rigorous research through to outright fraud. The widespread availability of high-quality patient-reported outcome
measures such as the ALSFRS-R and of historical control data remove any excuse for unlicensed practitioners to
contribute their data to illuminate the potential for new discovery. However we caution that the medical system itself
should also adopt the same approach.

Wicks P, Heywood J. Getting stem cell patients 'on the grid'. Nature Biotechnology. 2016;34(12):1228-1230.
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ltés a long shot, but it just medignet wor k! Perspectives on

Themes: Innovation, Learning Health System Collaborator: Various

What does the future of medicine hold? In collaboration with BMC Medicine we asked six researchers to share their most
ambitious and optimistic views of the future, grounded in the present but looking out a decade or more from now to
consider whatés possible. They pdavemworldan whichpdtiantrvalue,gétienn c onn e
feedback, and patient empowerment shape a continually learning system thatensurese ac h pati ent 6s expe
contributes to the improved outcome of every patient like them, whether it be through clinical trials, data from consumer

devices, hacking their medical devices, or defining value in thoughtful new ways.

Wicks P, Hotopf M, Narahayn V A, Basch E, Weatherall J, Gray M. It 6s a
on the future of medicine. BMC Medicine. 2016. 14:176.

PatientsLikeMe Online Epilepsy Community: patient characteristics and predictors of poor health-related quality of life

Theme: Epilepsy Collaborator: UCB

In collaboration with UCB, PatientsLikeMe established a community for people living with seizures in January 2010 which
allows members to track their seizures, medication, and quality of life. As part of the community we designed a study
using validated quality of life measures to learn more about the major drivers of distress in the community. From 3,073
respondents surveyed we found a high rate of key symptoms such as memory problems, fatigue, and problems
concentrating. Many patients reported medication side effects and quality of life was significantly poorer in those with
symptoms, side effects, tonic-clonic seizures, and recent onset. The study suggests taking a holistic approach to
management.

De la Loge C, Dimova S, Mueller K, Phillips G, Durgin TL, Wicks P, Borghs S. PatientsLikeMe Online Epilepsy
Community: Patient Characteristics and Predictors of Poor Health-Related Quality of Life, Epilepsy & Behavior.
2016. 63:20-28.

Attribute Development Using Continuous Stakeholder Engagement to Prioritize Treatment Decisions: A Framework for
Patient-Centered Research

Themes: Methods Development Collaborator: University of Maryland

Many types of quantitative analysis require the use of lists of thematic concepts, which are usually developed
qualitatively. This methodology paper describes an approach for selecting, validating, and prioritizing attributes for health
care decision making analyses by leveraging patient input in a structured qualitative fashion.

dosReis S, Castillo W, Ross M, Fitz-Randolph M, Vaughn-Lee A, Butler B. Attribute Development Using Continuous
Stakeholder Engagement to Prioritize Treatment Decisions: A Framework for Patient-Centered Research. Value in
Health. 2017.
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The real-world patient experience of fingolimod and dimethyl fumarate for multiple sclerosis
Theme: MS Collaborator: Novartis

Disease-modifying therapies in MS were for many years only available to patients as an infusion or an injection, which
could be burdensome to patients who struggled with adherence and side effects. In the past few years a number of oral
medications have been approved for the treatment of MS which allow patients to treat their condition with daily pills,
however it remains unclear what the real-world experience of these treatments might be in comparison with results from
controlled clinical trials. In a survey of 281 patients who had taken either fingolimod or dimethyl fumerate we used
validated measures to probe their perceived efficacy, side effects, burden, and overall satisfaction to better understand
the patient treatment journey.

Wicks P, Rasouliyan L, Katic B, Nafees B, Flood E, Sasane R. The real-world patient experience of fingolimod and
dimethyl fumarate for multiple sclerosis. BMC Research Notes. 2016. 9:434.

Womenbdés experience of me nopacgaseserigsn an online MS cohort: A

Themes: MS, Qualitative Collaborator: MGH

There are many mysteries about MS including its higher prevalence among women and its onset during peak
reproductive years. Some researchers have also observed a reduction in relapse during pregnancy or variability in
response to hormone replacement therapy, and in an earlier study the authors of the present study identified that MS
severity scores worsened after early or surgical menopause. In this follow-up study we analysed the qualitative free text
data from the earlier study. Many women reported an overlap between MS symptoms and menopausal symptoms and
complained of hot flashes triggering pseudoexacerbations. This work underlines the pressing need to understand the
impact of menopause and hormones more generally on MS.

Bove R, Vaughan T, Chitnis P, Wicks P, De Jager PL. Wom
case series, MS and Related Disorders. 2016. 9:56-59.

What Do Ovarian Cancer Patients Expect From Treatment?

Themes: Ovarian Cancer, Qualitative Collaborator: AstraZeneca

Although ovarian cancer remains one of the deadliest forms of cancer, treatments are improving, and it's becoming more
likely that patients will be living in remission for longer. Patients reported that when they were first diagnosed, they were
focused on survival and getting the cancer removed, with surgery typically being the first treatment. After they got through
treatment, there was a shift to thinking about the long term and what that means for their quality of life going forward.
Many felt that the long-term side-effects of treatments were not fully made clear to them, and some struggled to adjust to
their new normal. We suggest that as treatments become better, providers need to help patients understand how this will
impact their lives in the longer term, beyond immediate side effects of the treatment.

Simacek K, Raja P, Chiauzzi E, Eek D, Halling K. What Do Ovarian Cancer Patients Expect From Treatment?:
Perspectives From an Online Patient Community. Cancer Nurs. 2017 Sep/Oct;40 (5):E17-E27.
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Understanding preferences for type 2 diabetes mellitus self-management support through a patient-centered approach: a
2-phase mixed-methods study

Themes: Diabetes, Disease-management Collaborator: Janssen

Although shown to be effective across various health outcomes, diabetes management support programs lack patient
participation. Understanding patient perspectives on diabetes management can be useful for improving support
programs. Quantitative and qualitative data reveal that patients in programs most frequently name diet and weight loss
their central concern, and health-care professionals their most preferred source of support. Results also revealed that
patients prefer online and printed diabetes education materials, which could inform patient-provider support
collaborations.

Lopez J, Katic B, Fitz-Randolph M, Jackson R, Chow W, Mullins CD. Understanding preferences for type 2 diabetes
mellitus self-management support through a patient-centered approach: a 2-phase mixed-methods study. BMC
Endocrine Disorders. 2016.16(1):41.

Exploring concordance of patient-reported information on PatientsLikeMe and medical claims data at the patient level

Theme: Data Validity Collaborator: Genentech

While data gathered on PatientsLikeMe has been used for a variety of purposes, questions remain about the quality of
information gathered in this new way. Data collected online in other contexts such as online restaurant reviews may be
subject to faking, so how can we be confident that patients are who they say they are? In this study we were able to link
94% of respondents to insurance claims using linking methods, thereby increasing confidence in the data through
methods that maintain patient anonymity.

Eichler GS, Cochin E, Han J, Hu S, Vaughan TE, Wicks P, et al. Exploring concordance of patient-reported
information on PatientsLikeMe and medical claims data at the patient level. Journal Med Internet Res.
2016;18(5):e110.

Increasing patient involvement in drug development

Theme: Patient Centeredness Collaborator: Novartis

While patients are increasingly invited to play a role in shaping medical research through funding initiatives like PCORI or

di ssemination channels that are APatients I ncludedo, phar:
fail to engage with patients in identifying real unmet needs, choosing outcomes that matter to patients, or designing trials

to minimize burden. Through stakeholder interviews we identify potential areas for improvement and propose a

framework to incorporate patient-centeredness to pharma.

Lowe M, Blaser D, Cone L, Arcona S, Ko J, Sasane R et al. Increasing patient involvement in drug development.
Value in Health. 2016 Sep-Oct;19-(6): 869-878.
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Factors in patient empowerment: A survey of an online patient research network

Theme: Patient Centeredness Collaborator: Genentech

In this site-wide survey of almost 4,000 PLM members we described some of the challenges faced by a subset of
dissatisfied patients including difficulty setting treatment goals with their physician and getting enough time with their
healthcare professionals. By sampling across different conditions, we could also identify those conditions where patients
appeared relatively disempowered such as fibromyalgia or chronic fatigue syndrome, highlighting the importance of
stigma in empowerment. Many patients feel their main healthcare provider doesn't do enough to monitor their condition. A
sense of ownership and control by the patient could perhaps be increased by a peer community of patients.

Chiauzzi E, DasMahapatra P, Cochin E, Bunce M, Khoury R, Dave P. Factors in patient empowerment: a survey of
an online patient research network. The Patient - Patient-Centered Outcomes Research. 2016.

Crowdsourcing Advancements in Health Care Research: Applications for Cancer Treatment Discoveries

Themes: Crowdsourcing, Oncology Collaborator: NCI

Crowdsourcing refers to a range of approaches to solving problems through a distributed network of solvers. Examples of
the crowdsourcing in the modern world include Wikipedia, SETI@Home, and the connected arrays of GPS and phone
apps that allow commuters to avoid traffic. While nascent, there are increasing forays of crowdsourcing into healthcare
such as the protein-folding videogame FoldlIt, the ALS Prize4Life Biomarker Challenge, and online platforms such as
23andMe and PatientsLikeMe. In this book chapter we review the fundamentals, provide case studies, and recommend
methods for engagement.

Chiauzzi E, Eichler G, Wicks P. Crowdsourcing advancements in health care research: applications for cancer
treatment discoveries. In: Hesse B, Ahern D, Beckjord E, ed. by. Oncology Informatics: Using Health Information
Technology to Improve Processes and Outcomes in Cancer. 1st ed. Elsevier; 2016. p. 307-326.

Clinical Trial Blinding in the Age of Social Media

Themes: Trials Collaborator: N/A

While the double-blind randomized placebo-control trial remains the gold standard in testing the potential efficacy and
safety of new treatments, the widespread availability of information and networks enabled by the Internet mean that such
trials can easily become unblinded. While trial unblinding has been known in the past (particularly in HIV during the
19806s), the ease with which patients can use Twitter,
outcomes in order to draw their own conclusions represents a new challenge to researchers. In this book chapter we
review the history, provide cases, and make recommendations on forging a new social contract with patients as partners.

Wicks P. Clinical trial blinding in the age of social media. In: Robertson C, Kesselheim A, ed. by. Blinding as a
solution to bias. 1st ed. Elsevier; 2016. p. 97-106.
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Partnering With Patients to Rapidly Develop a Quality-of-Life (QoL) Measure in Mycosis Fungoides/Sézary Syndrome
Type Cutaneous T-cell Lymphoma

Themes: PROs, Oncology Collaborator: Actelion

Mycosis Fungoidesisarare formof NonrHodgki nés Lymphoma that affects the
is important for research and clinical care purposes, yet we identified an absence of a validated measure specific to the
condition, meaning that researchers were dependent on generic measures of skin problems or quality of life. Using
PatientsLikeMebs Open Research Exchange we were abl e
ups) to 21 patients, obtain item feedback from 42 patients online, and then conduct a full fielding to 126 patients for
psychometric and test-retest fielding in a matter of weeks.

Wicks P, Sepassi M, Sharma G, Carlson Delogne M. Partnering with patients to rapidly develop a Quality-of-Life
(QoL) measure in Mycosis Fungoides/Sézary Syndrome Type Cutaneous T-cell Lymphoma. Am J of Manag Care.
2016;22(8).

Patientsdéd moti vat i on schasmatetisticsoftvaunteessfor patient-lecepsogetsron PatientsLikeMe

Themes: Qualitative Collaborator: Robert Wood Johnson
Foundation

The research community increasingly recognizes the importance of involving patients throughout the research process.
this study, we examined obstacles and barriers toward
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applications submitted for patient-led projects through the PatientsLikeMe platform. In general, we found patients want to

participate in research to facilitate patient-provider communication, improve understanding of medical information,
understand the cause and nature of disease, and bring a more individualistic approach to healthcare.

Bradley M, Braverman J, Harrington M, WicksP. Pat i ent s®6 motivations and i
volunteers for patient-led projects on PatientsLikeMe. Research Involvement and Engagement. 2016. 2:1.

Concept elicitation within patient-powered research networks: A feasibility study in chronic lymphocytic leukaemia

Themes: PROs, Oncology Collaborator: HRA, Janssen

Concept elicitation traditionally requires in-depth interviews lead by trained interviewers, whether individually or as part of

a focus group. Online patient networks may provide an alternative means for patients to share their experience of living
with disease such as impact of symptoms, in a manner that is more scalable, rapid, and convenient. In this mixed-
methods study, 50 PatientsLikeMe members with CLL were invited to complete a survey with a subset taking part in
follow-up interviews. The concepts elicited were similar to those gathered through more traditional means.

McCarrier K, Bull S, Fleming S, Simacek K, Wicks P, Cella D et al. Concept Elicitation Within Patient-Powered
Research Networks: A Feasibility Study in Chronic Lymphocytic Leukemia. Value in Health. 2016.19:1;42-52.
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How Common are ALS Plateaus and Reversals?

Theme: ALS Collaborator: Duke, MGH

Although ALS is considered an untreatable and relentlessly progressive disorder, anecdotal evidence suggests that some
patients stabilize or even regain function, albeit temporarily, during the course of their disease journey. Using data from
the PRO-ACT database our team identified a small subset of patients (7-25%) that did not decline over periods ranging
from 6 to 18 months. 14% of patients had a six month window in which their rate of decline was negative, although fewer
than 1% had a sustained response lasting at least 12 months. Small temporary plateaus and reversals are more common
than we thought, and should not necessarily be interpreted as an ALS treatment effect.

Bedlack R, Vaughan T, Wicks P, Heywood J, Sinani E, Selsov R et al. How common are ALS plateaus and
reversals? Neurology. 2015;86(9):808-812.

Acquisition, Analysis, and Sharing of Data in 2015 and Beyond: A Survey of the Landscape

Theme: Cardiovascular Disease Collaborator: American Heart
Association

Where once patients were just the passive source of data they are increasingly becoming active generators, interpreters,
and owners of data from sources as diverse as genetic data, medical records, wearable sensors, and even clinical trials.
This report describes a 1.5-day stakeholder meeting convened to determined what patients living with cardiovascular
disease want for themselves and to explore what role the AHA might play. A great many cardiovascular events such as
stroke and heart attack are attributable (at least in part) to daily behaviors and modifiable risk factors that can increasingly
be tracked, quantified, shared, and perhaps even built into clinical management pathways.

Antman E, Benjamin E, Harrington R, Houser S, Peterson E, Bauman M et al. Acquisition, analysis, and sharing of
data in 2015 and beyond: a survey of the landscape. J Am Heart Assoc. 2015;4(11):e002810.

NTrtus ut T \FigerApdrogobes to Ensure Safe Medical Apps

Theme: Smartphone Apps Collaborator: N/A

While smartphones have become ubiquitous in the modern world and we use their applications to message, play games,
order taxis, and plan our journeys, the safety and efficacy of apps in medical contexts has remained untested. Following a
set of studies that showed that insulin dose calculators risk systematically overdosing patients with diabetes, that asthma
apps show poor inhaler techniques, and that even the supposedly validated NHS App Store had widespread failings, we
proposed five different approaches that could be used to ensure safety for patients while delivering the potential benefits
that apps offer.

Wi cks P, Chi auzei fflgédappiolichas toensireusafe medical apps. BMC Medicine. 2015;13(1).
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New Approach for Analyzing Self-Reporting of Insomnia Symptoms Reveals a High Rate of Comorbid Insomnia Across a
Wide Spectrum of Chronic Diseases

Theme: Insomnia Collaborator: Northwestern, Merck

Sleep disturbances are increasingly being recognized as an important comorbidity to chronic health conditions. In this
study over 5,000 patients with a range of chronic health conditions were surveyed on their National Sleep Foundation-
defined risk of early, middle, and late insomnia. Although the majority of patients with conditions such as epilepsy,
depressive disorders, and fibromyalgia reported very high rates of insomnia, few had been formally diagnosed by a
physician suggesting they might be under-treated and require better management.

Katic B, Heywood J, Turek F, Chiauzzi E, Vaughan T, Simacek K et al. New approach for analyzing self-reporting of
insomnia symptoms reveals a high rate of comorbid insomnia across a wide spectrum of chronic diseases. Sleep
Medicine. 2015;16(11):1332-1341.

Partnering with Patients Using Social Media to Develop a Hypertension Management Instrument

Theme: PROs Collaborator: Villanova University

The aim of this study was to develop a patient-reported hypertension instrument that measured attitudes, lifestyle
behaviors, adherence, and barriers to hypertension management using patient-reported outcome data. The Open
Research Exchange PRO platform was used to rapidly gather feedback during item development from 21 patients and
psychometric data was collected from 360 patients in just 7 days. The Kear Hypertension Management Instrument is
freely available and licensed under Creative Commons.

Kear T, Harrington M, Bhattacharya A. Partnering with patients using social media to develop a hypertension
management instrument. Journal of the American Society of Hypertension. 2015;9(9):725-734.

Patients Optimizing Epilepsy Management (POEM) - An online social network improves self-management and self-
efficacy in Veterans

Theme: Epilepsy Collaborator: VA, UCSF, UCB

Veterans living with seizures are often isolated and struggle with self-management. In a six-week trial of PatientsLikeMe
as an intervention, a collaboration with the VA Epilepsy Centers of Excellence found a significant improvement on patient
self-management and self-efficacy using validated patient-reported outcomes. Internet based psychosocial support may
be a scalable approach to improving patient self-management in challenging chronic conditions.

Hixson J, Barnes D, Parko K, Durgin T, Van Bebber S, Graham A et al. Patients optimizing epilepsy management via
an online community. Neurology. 2015;85(2):129-136.
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An Innovative Approach to Informing Research: Gathering Perspectives on Diabetes Care Challenges from an Online
Patient Community

Themes: Diabetes, Patient-centeredness Collaborator: Kaiser Permanente

The diabetes-focussed SUPREME-DM network (led by Kaiser Permanete) realized they needed patient input on priorities
and preferences for an upcoming stakeholder meeting to determine what research projects the group should prioritize.
Top patient challenges were lifestyle concerns (diet, physical activity, weight, and stress) and interpersonal concerns
(trying not to be a burden to others, getting support from family/friends), and were gathered quickly and efficiently through
an online tool.

Schroeder E, Desai J, Schmittdiel J, Paolino A, Schneider J, Goodrich G et al. An innovative approach to informing
research: gathering perspectives on diabetes care challenges from an online patient community. Interact J Med Res.
2015. 4:2:e13.

Patient-Centered Activity Monitoring in the Self-Management of Chronic Health Conditions

Theme: Wearable Sensors Collaborator: N/A

The past few years have seen the launch of a variety of consumer devices (including smartphones) that allow users to
measure their activity, steps, sleep, stress, and other vital signs. People living with chronic health conditions may have
different goals, challenges, and constraints in using these devices, but may well have the greatest opportunity to benefit
by better managing their conditions. This editorial explores the opportunities and pitfalls that such monitoring may present
to patients and other stakeholders.

Chiauzzi E, Rodarte C, DasMahapatra P. Patient-centered activity monitoring in the self-management of chronic
health conditions. BMC Medicine. 2015.13:1.

Research Led by Participants: A new Social Contract for a New Kind of Research

Theme: Patient-centeredness Collaborator: University of Zurich

Traditional ethical protections such as research ethics committees (RECs) or institutional review boards (IBRs) assume a
power imbalance between participants and researchers; but what happens when participants themselves convene online
and self-organize to conduct their own scientific research? In this report from an ethics workshop, the discussants
propose that participant-led research should be held to the same standards as traditional research, with approaches for
building this infrastructure to protect patients.

Vayena E, Brownsword R, Edwards S, Greshake B, Kahn J, Ladher N et al. Research led by participants: a new
social contract for a new kind of research. J Med Ethics. 2015. 42:4:216-219.
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