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Message from the
Executive Director
Were you aware that Andy Warhol and David Bowie were connected to
the IPPF? Well, kind of. Chris Stein is a pemphigus vulgaris (PV) patient,
as well as the co-author of songs like Heart of Glass, which was ranked
as one of the 500 greatest songs ever by Rolling Stone. For that and his
other work, Chris is an inductee into the Rock and Roll Hall of Fame with
the band, Blondie. As if that were not enough, Chris is also an accomplished photographer. Through IPPF Board member Mert Erogul’s recent
efforts, two signed prints were donated for auction to benefit the IPPF.
This is where Warhol and Bowie come in. They were the subject of Chris’s
prints, along with Blondie’s lead singer, Debbie Harry. The net result of
the auctioned prints was close to $1,000 in funds raised for the IPPF—so
our heartfelt thanks to Chris and Mert.
I’d also like to mention the bar mitzvah that Daphna Smolka, IPPF Patient
Educator, arranged for her son, Jona. Jona chose two causes to highlight, one of which was the IPPF. He wanted to help by raising awareness
of pemphigus and pemphigoid, so he created a “swag bag” with IPPF
materials and postcards that attendees could distribute at their dentists’
offices. As a result of this effort, there was at least one case where this
assisted in a timely diagnosis. Jona continues to advocate for projects like
this to future bar/bat mitzvah candidates.
On a more traditional fundraising level, I am incredibly pleased to report
that our year-end Fund the Future campaign was our best ever. As individual donors, you hit our $40,000 target goal, and when we added in the
generous matching gift of new and increased donations from the Unger
Family Foundation, we truly exceeded expectations. There are a variety
of ways to support the IPPF, and if you have ideas, I urge you to go for it.
2020 was a year full of change. It’s good to know that through all of the
changes, the IPPF has maintained and increased our relevance to you—
the patient, caregiver, and supporter community. I’d like to thank the
staff, Board and my predecessor, Marc Yale, for ensuring this.
Finally, the end of 2020 marked the retirement of our Board Chair, David
Baron. We still have our hooks into him for volunteer tasks, but re-training on a new aircraft (David is a commercial pilot) meant that he was no
longer able to commit to being Chair. He leaves that role with our thanks
and admiration, and we know where to find him for future opportunities.
Thanks David!

Printed in the USA by our friends at SUNDANCE PRESS, Tucson, AZ.
www.sundancepress.com

Kevin Mead, IPPF Executive Director
kevin@pemphigus.org

Foundation

Update on International Developments

Kevin Mead

International Consortium

Patient support groups from around the world
are building on the work that was started after the
IPPF’s Virtual Patient Education Conference last year.
Discussions are underway about joint projects, including research, advocacy, and web and media presence
that will amplify our respective voices.

Kenya/Africa

Many of you have followed the story of Noel Mudibo,
a pemphigus vulgaris patient living in Kenya with great
interest (www.pemphigus.org/inspiring-hope-noelsstory/). The IPPF obtained a grant from GlobalSkin to
fund Noel’s initial work to establish a group for pemphigus and pemphigoid patients in Kenya—and wow,
what a busy three months he has had! So far, Noel has:
• applied for registration for a Kenyan NGO, including all of the governance requirements entailed (a
board, bylaws, etc.)
• built a relationship with the rare disease community
in Kenya and has found patients that are willing to
help with the work
• worked with drug stores, dentists, and other medical providers on education, availability for referrals,
and discounts for patients
In early January 2021, Noel was interviewed in The
Standard, a Kenyan newspaper with nearly 50 percent of the national market share. In the article, which
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also featured Dr. Caroline Ndarathi, a consultant
dermatologist, Noel talks about the long path to his
diagnosis and the burden of the disease both medically
and within Kenyan society. Noel’s work in Kenya will
serve as a model for similar groups across Africa and
around the world.

COVID-19 Response

Across the globe, patient support and advocacy
groups are working with the medical community to
ensure that patients get timely, accurate, and valuable
information on COVID-19, vaccines, and the additional
mental health burdens that COVID-19 can add to those
who are already coping with other diseases.
Many of you have participated in IPPF webinars or
have worked with peer health coaches to add to the
information you need to be an active and informed
participant in your healthcare decisions.
The COVID-19 page on our website is continually
updated as information becomes available. We encourage you to visit the page, and to contact us with any
additional resources that would be appropriate to add.
www.pemphigus.org/covid-19

Kevin joined the IPPF as the Executive Director in
October 2020. He has over 25 years of experience
in association management, fun, and project
management.

www.pemphigus.org

IPPF 2020 Year in Review
Despite the challenges of the past year, we are optimistic
about the future. Here is a look back at 2020.

Due to the COVID-19 Pandemic, the
2020 Patient Education Conference
was held virtually. Although we were
only able to connect with each other
online, we realized the immense strength
of our community.

13
22

PATIENT EDUCATOR
PRESENTATIONS

SUPPORT GROUP
MEETINGS

21

PATIENT EDUCATION
WEBINARS

5

WITH

MAIN
SESSIONS

629

FROM

REGISTERED
ATTENDEES

25
COUNTRIES

Our patient support initiatives looked different this
year. Patient Educator presentations and Support
Group Meetings shifted to virtual platforms, and our
Patient Education Series Webinars increased. We
continue to address the COVID-19 pandemic and
the impact on pemphigus and pemphigoid patients.

Throughout the year, patients advocated on behalf of
the entire pemphigus and pemphigoid community to over
80 Congressional Members, and the IPPF signed onto
23 letters to legislators and regulators supporting
disease research, increased access to patient care, and
improved affordability of healthcare for patients.

Developing nations planted 52% of the global
biotech crops in 2015 than in 2014.
2014

A new study on diagnostic delays
was launched as part of the IPPF
Natural History Study, a patient
registry that is used for research.
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PARTICIPANTS

SUBMITTED
SURVEYS

TOTAL
REGISTRANTS

2015

Advocacy

FDA Listening Session
PATIENTS SHARE THEIR STORIES

Becky Strong

E

very pemphigus and pemphigoid (P/P)
patient has a story to tell. Each one of us knows the
pain of lesions and has endured many side effects from
the medications used to control our diseases. We are
a community bonded by our shared experiences, and
now, the United States Food and Drug Administration
(FDA) will have the chance to hear how P/P and its
treatments have impacted us.
The FDA’s Patient Affairs Staff have partnered with
the National Organization for Rare Disorders (NORD)
and the Reagan-Udall Foundation to host FDA Patient
Listening Sessions. According to the FDA, “Patient
Listening Sessions are a resource for the medical product Centers to quickly engage with patients or their
advocates and are one of many ways the patient community can share their experience with a disease or
condition by talking directly with FDA staff.”
These sessions are small, informal, non-regulatory,
and non-public discussions about experiences of interest to the staff in many FDA Centers/programs. The
FDA hopes to better understand the burdens that both
diseases and treatments have on our daily lives and to
learn what is important for our community. Only the
FDA, patients, caregivers, and advocates are invited to
participate in these sessions.
The FDA can use the information gained from
Patient Listening Sessions to help make informed regulatory decisions and provide a starting point for better
research and development. These sessions also educate
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those who will be reviewing treatments about what is
important to patients living with various diseases.
In February 2021, the IPPF will hold a virtual Patient
Listening Session with the FDA. We are lucky that
strong patient advocates will share their journey. Marc
Yale, IPPF Research and Advocacy Coordinator, and
Becky Strong, IPPF Outreach Director, will moderate
the session. Janet Segall, IPPF Founder; David Baron,
former IPPF Board of Directors Chair; Staci White,
IPPF Board Member; Rudy Soto, IPPF Peer Health
Coach; and Carolyn Fota, IPPF Peer Health Coach, will
advocate on behalf of the IPPF community.
During the session, the IPPF plans to share the emotional experience of the patient journey with the FDA.
This includes the time it takes to get diagnosed, burdens of treatment, and the under-treated areas of P/P
that affect the physical, emotional, psychological, and
financial health of patients. Advocates will explain their
journeys with P/P, including the time it took to obtain
correct diagnoses, their prescribed treatments and the
associated side effects; the emotional weight of living
with P/P, and their hopes for future treatments.
Together with NORD and the FDA, we hope to build
a brighter future for P/P patients by finding better
treatments and, one day, a cure.
Becky Strong is the IPPF Outreach Director. She
was diagnosed with PV in 2010 and is currently in
remission. She lives in Michigan with her family.

www.pemphigus.org

Awareness

AWARENESS AMBASSADORS

Originally launched in 2015, the IPPF
Awareness Ambassador program focused
on raising awareness among a key demographic on the frontline of pemphigus and
pemphigoid (P/P) diagnosis: the dental community. In an effort to accelerate diagnosis
times, volunteer Awareness Ambassadors
delivered key P/P information to dentists in
their own communities.
We’re relaunching the program and
expanding the ways in which Ambassadors
can support the four pillars of the IPPF:
awareness, advocacy, research, and patient
services. We recently surveyed our community to gauge interest in various activity
areas and will use that feedback to shape
the future of the Ambassadors program.

Contact becky@pemphigus.org

Research & Treatments

Osteoporosis and Bone
Health in Autoimmune
Blistering Skin Disease
AN EVIDENCE BASED REVIEW

Asli Bilgic and Dedee F. Murrell
The following is a summary of the article “Osteoporosis and bone health in autoimmune blistering skin disease—an evidenced based review”, originally published in
the Journal of the European Academy of Dermatology and Venereology on March 2, 2020.

A

utoimmune blistering skin diseases (AIBD)
encompass a group of life-threatening autoimmune bullous diseases characterized by intraepidermal
or subepidermal blisters and erosions of the mucous
membranes and/or skin. Subepidermal AIBDs include
cutaneous pemphigoid (pre-bullous and bullous pemphigoid (BP) and pemphigoid gestationis), mucous
membrane pemphigoid, epidermolysis bullosa acquisita, and linear IgA bullous dermatosis (Daniel and
Murrell 2019, 1685-94). AIBD with intraepidermal
blisters/erosions include pemphigus vulgaris, pemphigus vegetans, pemphigus foliaceus, pemphigus
erythematosus, paraneoplastic pemphigus, IgA pemphigus and pemphigus herpetiformis (Hertl et al
2015, 405-14).
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Corticosteroid therapy (CT) has been the mainstay of treatment in the management of AIBD for
decades. However, long-term CT comes with a great
cost and significant risks of CT-associated side effects
to the patients (Bilgic and Murrell 2019, 59-67). These
include local side effects to the skin and mucosa as well
as systemic side effects, including metabolic (weight
gain, hyperglycaemia, diabetes mellitus, sodium
retention, oedema, secondary adrenal insufficiency),
cardiovascular (hypertension, hyperlipoproteinemia,
development of early atherosclerosis, cardiovascular
diseases, congestive heart failure), bone and musculoskeletal (myopathy, joint pain, osteoporosis,
insufficiency fractures or aseptic osteonecrosis), neuropsychiatric toxicity (benign intracranial hypertension,

www.pemphigus.org

mental changes, depression, psychosis, appetite
increase), gastrointestinal (peptic ulcer, fatty liver, GI
perforation and bleeding), ophthalmologic (cataract,
glaucoma, increased intraocular pressure) and hematologic/immunological (neutrophilia, monocytopenia,
lymphopenia, infections) (Bilgic and Murrell 2019,
59-67). Osteoporosis/osteopenia is amongst the most
frequent side effects of CT, and CT-induced osteoporosis is the most common type of secondary osteoporosis
(Furukawa et al 2011, 165).
A comprehensive literature search regarding AIBD
and osteoporosis and/or bone health was performed
between March 2018 and September 2018 using online
databases. A total of 20 peer-reviewed full-text articles
were identified and included for this review after evaluation of all publications.
Overall, the results of this review showed decreased
bone health in AIBD, especially in the context of systemic CT, whether it be in the form of decreased Bone
Mineral Density (BMD), manifesting as osteoporosis
or osteopenia, or as pathologic fractures. Osteoporosis
usually results in bone pain, fractures, and vertebral
collapse. Osteoporosis/osteopenia is mainly evaluated
by BMD. Dual-energy X-ray absorptiometry of mineral
density (DEXA) is the best evaluation text for BMD
with high sensitivity, repeatability, and low radiation
exposure rate for osteoporosis (Frew and Murrell 2012,
283-94). The T score in the densitometry report shows
average values in the healthy control population and
is used to express a standard deviation. Osteopenia
is defined as a T score below the average of -1 to -2.5.
If the T score is below -2.5, this defines osteoporosis (Grossman et al 2010, 1515-26). Moreover, X-ray
examinations of the axial skeleton is another essential
evaluation method for osteoporosis and/or osteopenia
as it shows vertebral collapse fractures due to bone
demineralization.
Being the first line therapy for AIBD, CT is the most
important factor in the development of osteoporosis/
osteopenia. Bone demineralization is found to be at
its highest rate in the first 6-12 months of GCD therapy. Furthermore, the cumulative dose of systemic
CT is inversely correlated with the BMD of the spine
(Furukawa et al 2011, 165). However, other factors such
as the inflammatory state of AIBD, reduced mobility of
patients, and hypovitaminosis D might also play a contributing role to osteoporosis and/or osteopenia. AIBD
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can be hypothesized to be associated with osteoporosis independently of systemic CT due to the chronic
inflammation and auto-active immune cells involved
in the pathophysiology (Wohl, Dreiher, and Cohen
2010, 1126-31). Pro-inflammatory cytokine-mediated
bone density loss has been suggested in this regard.
Moreover, decreased physical and weight-bearing
activity (due to painful cutaneous blisters) and malnourishment (due to being in hypermetabolic state
secondary to chronic wounds, infections, and bodily
heat and fluid loss due to erosions, as well as decreased
nutritional intake due to mucosal lesions and having
pain on eating or swallowing) are other important
aspects contributing to deterioration in bone density.
Our review also revealed that even though the effect
of CT on bone health is well-known, osteoporosis
detection, treatment, and management is suboptimal
in patients with AIBD. Furthermore, this was especially important for screening of osteoporosis in men as
osteoporosis is generally perceived as a disease of postmenopausal women. Men with AIBD are more prone to
be neglected regarding their evaluation and treatment
for osteoporosis. The unexpectedly high prevalence
of osteoporosis in younger patients and male patients
could be attributed to this under-recognition of osteoporosis in that population.
In addition to that, even though AIBD experts are
aware of patient needs regarding the prophylaxis
for osteoporosis, they were not fully comfortable in
prescribing the necessary medications (such as bisphosphonates). This result shows the need for further
education in this topic to achieve adequate osteoporosis management in AIBD patients.
Further education and emphasis are needed not only
for doctors but also for patients to manage and treat
osteoporosis and/or osteopenia in AIBD.
When a patient is diagnosed as having AIBD, it
is important for experts to:
• document any history of previous diagnosis or
treatment of osteoporosis, osteopenia, fractures, or
malnutrition at the beginning and document any
changes at every visit
• evaluate serum Ca, Vit D, P, PTH, ALP, and kidney and liver functions, and repeat every 12
months during CT

Quarterly | Winter 2021
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• evaluate BMD with a DEXA scan and repeat it every
12 months during CT
• evaluate X-ray of the lumbosacral and thoracic vertebrae for fractures at the beginning and then repeat
these if there arises any suspicion
• advise patients to use calcium vitamin D supplements (1.5 grams Ca/800IU D vit daily) as well as
necessary medication to prevent bone resorption
(like bisphosphonates, according to their bone
health status) in patients at high risk of osteoporosis, such as postmenopausal women and men
over 50 years especially if the patient is expected
to need high doses of CT or if CT will last more
than 3 months
• refer the patient to an endocrinologist for osteoporosis prophylaxis and treatment if they are hesitant
to start these therapies by themselves
• learn regular scheme for patients’ physical activity
and suggest them to be active
• check at every visit if the patient complies with the
dietary and physical activity schedule
• limit the dose and duration of CT when possible
• use adjuvant or additional immunosuppressive
therapy for corticosteroid-sparing effect for patients
who have severe disease or expected to need high
doses of CT for long-term remission
For patients living with AIBD, it is advised to:
• quit smoking
• restrict alcohol and caffeine consumption
• eat foods containing high amounts of calcium
(skimmed milk and dairy products)

To sum up, prophylaxis and screening of osteoporosis/osteopenia in AIBD is suboptimal, and more
attention and education in this area is required to correct the gap in management.
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• sunbathe without wearing sunscreen for Vit D activation (only 10–20 min daily)
• do regular exercises (at least brisk walking for
30–45 min for 3 days/weekly or physiotherapy for
patients who cannot do active sports)
• avoid trauma in order to prevent fractures
• be aware of bone pain due to insufficiency fractures
and stress fractures
• consult with doctors to implement prophylactic
strategies and treatment for osteoporosis
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pemphigus study

CLINICAL RESEARCH STUDY FOR ADULTS WITH
PEMPHIGUS VULGARIS OR PEMPHIGUS FOLIACEUS
Are you or a loved one living with Pemphigus (vulgaris or foliaceus) and interested
in learning more about a clinical study? You may be eligible to participate in the
ADDRESS clinical research study. The ADDRESS study is evaluating the safety and
effectiveness of an investigational agent referred to as efgartigimod.

PARTICIPATION REQUIREMENTS:
You or a Loved One May Qualify If You:

• Are between the ages of 18 and 80
• Have been diagnosed with moderate to
severe pemphigus vulgaris or pemphigus
foliaceus (also called superficial
pemphigus). Other types of pemphigus
are excluded from the study.
• Do not have other serious medical
conditions and have not recently
undergone surgery.

WHAT IS PEMPHIGUS?
Pemphigus is a rare dermatological
condition characterized by blistering of
skin and mucous membranes. There are
many types of pemphigus, but two more
prominent types are pemphigus vulgaris
and pemphigus foliaceus. In subjects with
pemphigus vulgaris, blisters typically appear
ArgenX_ADDRESS_ARGX-113-1904_Flyer_V1_en-US
on the skin or in the mouth. With pemphigus
foliaceus, blisters may appear on the scalp,
face, or torso but do not usually affect
mucous membranes, so pemphigus foliaceus
blisters will not appear in the mouth or eyes.

INTERESTED IN LEARNING MORE?
Visit clinicaltrials.gov and search using
NCT03334058 for more information about
how you can participate today!
argenx BV_ARGX-113-1904_ADDRESS_PatientFlyer_V2_R8_13OCT2020_USAspecific

ABOUT THE
ADDRESS STUDY
This clinical study will evaluate the effectiveness,
safety, and tolerability of the investigational
agent efgartigimod when administered by
subcutaneous injection, for adults with moderate
to severe pemphigus vulgaris (PV) or pemphigus
foliaceus (PF) who have been diagnosed with
either pemphigus vulgaris or pemphigus foliaceus
by a physician.
This study is a randomized, double-blind,
placebo-controlled study. This means that some
study participants will receive investigational
agent, while other participants will receive
placebo. The placebo will look exactly like the
investigational agent but will not have active
ingredients. This study will last up to 41 weeks, and
study participants will be eligible to participate
in an open-label extension study using the same
investigational agent. Study participants who
are given the placebo will be eligible to receive
the investigational agent during the open-label
extension study.
Efgartigimod PH20 is an investigational agent
that is currently being studied in multiple disease
states. Efgartigimod PH20 is an investigational
agent that is not currently approved for use by
any regulatory agency as efficacy and safety
have not been established.

Sources - https://mayocl.in/2ZPjjCs

MED-US-EFG-2000011

Research & Treatments

First Patient with Mucosal
Pemphigus Vulgaris Treated in
Cell Therapy Clinical Trial
David J. Chang

I

n November 2020, the first patient with
mucosal-dominant pemphigus vulgaris (mPV)
was treated in the DesCAARTes™ clinical trial of
Desmoglein 3 Chimeric Autoantibody Receptor T Cells
(DSG3-CAART). This is believed to be the first time
an investigative, highly targeted, antigen specific cell
therapy has been dosed in a patient with autoimmune
disease. Currently available therapies for mPV patients,
including steroids, typically induce broad immunosuppression, offer modest efficacy and/or are associated
with relapses. DSG3-CAART, which is engineered
from the patient’s own immune cells to target and
specifically eliminate the cells responsible for generating disease-causing autoantibodies while preserving
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the healthy immune system, provides mPV patients
the potential of sustained remission with a one-time
treatment. Because DSG3-CAART is not expected to
induce generalized suppression of the immune system, patients are likely to retain their ability to fight
infections and respond to vaccines. Carl H. June, MD, a
pioneer in cell therapy and immunotherapy, Professor
at the Perelman School of Medicine at the University
of Pennsylvania, and member of the Cabaletta Bio
Scientific Advisory Board, commented that the event
marked a “huge accomplishment that will advance the
entire field of cell therapy,” and added that “the precise
CAAR T technology which was discovered at Penn and
is being developed by Cabaletta Bio builds on the legacy

www.pemphigus.org

of commercially-approved CAR T therapies, to offer the
promise of deep and durable responses beyond oncology to patients with autoimmune diseases.”
The study’s recruitment goal is to ensure appropriate
mPV patients have the opportunity to consider participation while excluding those individuals at a higher
likelihood of developing side effects or not responding.
Accordingly, the clinical trial seeks adult patients with
an established diagnosis of mPV who have at least one
blister or lesion in the mucous membrane and have
taken one or more standard therapy that did not or
does not work adequately, had to be stopped because
of side effects, or was not allowed to be taken. Because
rituximab is commonly used for the treatment of mPV,
its prior use is permitted as long as the drug was not
administered too recently to have a continuing effect on
the disease. Use of other standard therapies is allowed

complex, rare, and devastating disease, it was important to find clinical study sites with dermatologists who
specialize in autoimmune blistering diseases, including
physicians identified by the International Pemphigus
and Pemphigoid Foundation. Equally relevant for a cell
therapy study is to require that the sites have extensive
experience in the field. By looking for this multi-disciplinary expertise and collaboration, the clinical trial has
identified institutions that are able to optimally care
for participating patients. The DesCAARTes™ study
is also planning to establish research centers throughout the United States to minimize patient travel time.
The clinical trial opened its first research site at the
University of Pennsylvania in the summer of 2020; two
additional centers at the University of California, Davis
and Stanford University have become active since then,
and more centers are expected to open for enrollment

Treatment of the first patient in the DesCAARTes™ clinical trial marks an
important advancement . . . towards potentially developing a one-time
treatment that leads to sustained disease remission for patients with mPV.
when patients are entering the study, but steroids will
be limited to low doses, and immunosuppressive therapies will be discontinued, just prior to DSG3-CAART
infusion, since these medications can interfere with
DSG3-CAART. For safety reasons, patients with active
malignancies or infections, including COVID-19, certain chronic viral infections, and other autoimmune
disorders requiring immunosuppressant treatment
will be excluded.
Dosing of the first patient in the DesCAARTes™
trial was the result of years of research by the scientific co-founder, Dr. Aimee Payne, Professor of
Dermatology at the Perelman School of Medicine at
the University of Pennsylvania, Director of the Penn
Clinical Autoimmunity Center of Excellence, and
co-chair of the Scientific Advisory Board, and her
colleagues. In partnership with Dr. Payne and physicians at key academic medical centers across the
United States, the study considered ways to design a
clinical trial that streamlines the process for patient
enrollment and participation while mitigating risks
to patients in the study. As pemphigus vulgaris is a
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throughout the year. Over the past several months,
these study sites have gained experience and insights
on how to interact with the multiple collaborators;
handle the collection, shipment, and storage of patient
cells or the manufactured cell product; and enroll and
care for patients in this clinical trial. As these selected
research centers learn from each other, interested individuals, and participating patients, they will continue
to refine their processes and procedures to improve the
experience for future patients.
The decision to participate in a clinical trial is not
an easy one. Recognizing that many patients have concerns about traveling or being indoors in a hospital or
clinic setting during the COVID-19 pandemic, the clinical study is allowing for some of the follow-up visits
to be conducted at patients’ homes by utilizing visiting
health care professionals and telemedicine interactions with site study personnel. If a patient needs to
travel to the study sites during the coronavirus pandemic, especially if the distance is far, the patient faces
additional planning challenges to participating in the
study. Therefore, this research study is employing a
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Research & Treatments
travel concierge service that will work with the patient
to create a trip itinerary, purchase travel tickets, and
reimburse for appropriate participation costs.
As with any clinical trial, patient time commitment
is required, mainly to monitor for patient safety and to
obtain data and information critical to advancing the
development of the therapy for patients. In addition to
a visit required to obtain the patient’s T cells through a
procedure called leukapheresis to manufacture DSG3CAART, a large part of the time involvement in the
study is primarily clustered around the drug infusion
and the month that follows. More frequent visits have
been scheduled around the treatment period to ensure
the safety of the patients. At most of these routine visits
after infusion, the required procedures are blood tests
and administration of a few questionnaires, which may
limit the duration of the visit.
The United States Food and Drug Administration
(FDA) has permitted Cabaletta Bio to conduct the
DesCAARTes™ Phase 1 trial, an open-label, multi-center study to evaluate the safety and tolerability of
DSG3-CAART as well as to identify evidence of target engagement and early signs of efficacy. Although
this investigational cell therapy has not been previously administered to humans, extensive pre-clinical
research has been conducted and completed, which was
reviewed by the FDA, allowing Cabaletta Bio to initiate
the clinical study. The FDA has granted DSG3-CAART
both the Orphan Drug Designation, which recognizes
potential drugs that are intended to treat rare diseases,
and Fast Track Designation, which requires that the
therapy meets the criteria of intending to treat serious
or life-threatening conditions and addressing unmet
medical needs. Although the investigational drug is a
novel engineered T cell therapy for an autoimmune
disease, the technology and design of DSG3-CAART
are similar to the FDA-approved drug, tisagenlecleucel (KYMRIAH®), which is indicated for the treatment
of certain B-cell leukemia and B-cell lymphoma.
Therefore, some of the potential risks and safety concerns of the DSG3-CAART have been identified. Once
the initial patients are treated with DSG3-CAART in
the study and various laboratory tests are conducted
and analyzed later this year, there will be better understanding of the safety and efficacy profile of the drug.
What makes the investigational therapy DSG3CAART unique is that it is a precision medicine cell
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therapy approach for an autoimmune disease, adapted
from a highly effective cancer therapy, and may potentially lead to durable response of mPV. DSG3-CAART is
intended to be administered as a single dose, although
in the clinical trial, patients who receive a low dose
without response may be eligible for retreatment at a
higher dose. DSG3-CAART is an investigational therapy very different from most other medications in that
the patient’s own immune cells are used to manufacture
the final therapy; every drug product is unique, individually produced, and specifically tailor-made for the
one patient who donated the starter cells. If effective,
DSG3-CAART therapy may allow for patients to stop
their immunosuppressive medications and discontinue
or reduce their dose of steroids, an important goal for
patients and physicians alike. Because DSG3-CAART
investigational therapy is not expected to induce generalized suppression of the immune system, patients
may be able to preserve their ability to fight infections
and develop a response to vaccinations. Treatment
of the first patient in the DesCAARTes™ clinical trial
marks an important advancement for DSG3-CAART
to harness the power of targeted cell therapy towards
potentially developing a one-time treatment that leads
to sustained disease remission for patients with mPV.

For questions related to this article, please contact
Cabaletta Bio at contactus@cabalettabio.com.

David J. Chang, MD, MPH, is the Chief Medical
Officer at Cabaletta Bio and has over 20 years of
experience developing drugs for autoimmune and
immunoinflammatory diseases, most recently at
AstraZeneca and GlaxoSmithKline. He received his
medical training and education at Cornell University
and New York University.

www.pemphigus.org

The New
Rocky Mountain
Support Group
Lisa Casden

P

emphi-what? What’s that? Is it serious? When
someone is told they have cancer or heart disease,
they may recoil, but at least they are likely to have an
idea about what they have and the possible road ahead.
With a pemphigus or pemphigoid (P/P) diagnosis, the
first reaction is often confusion. Then, concerns grow
as we discover there is no clear path to follow. P/P are
rare diseases, lonely diseases, and daily challenges.
Simply figuring out the difference between pemphigus and pemphigoid, and navigating the associated
acronyms, is daunting. Explaining the diseases to
friends and family is far more difficult and, let’s face it,
can be embarrassing. A diagnosis is serious and challenging, yet it doesn’t have to be isolating. You don’t
have to feel alone.
The Rocky Mountain (Colorado) IPPF Support
Group was recently created to provide social support
and connection to help us stay grounded as we move
through life with P/P. The support group will share
resources and information to relieve some of the stress,
anxiety, and fear that goes along with being diagnosed
and living with a rare autoimmune disease. While we
look forward to hosting guest presenters to provide
information and advice, much of the value of our group
will be derived from members sharing personal stories,
feelings, coping strategies, and information about their
experiences with treatments.
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Procuring local care is an ongoing process for many
of us. It’s often said that P/P patients are a well-traveled bunch. We log a lot of miles for care, yet travel
can be a non-starter during a pandemic. As the IPPF
physician map continues to evolve, locating vetted care
in many of our locations can be an arduous task. One of
the benefits of a support group is sharing local, qualified medical and dental experts.
I have mucous membrane pemphigoid, and, like
so many, I was originally misdiagnosed. Thankfully,
within a short time of symptom onset, a correct diagnosis was made by a dentist who happened to also treat
another P/P patient. Coincidence saved me from what
easily could have been years of improper diagnosis
and treatment. Rather than rely on happenstance to
get what we need, let’s rely on something greater—the
organized support of others.
For more information about the Rocky Mountain
Support Group, email rockymountain@pemphigus.org.

Lisa Casden is a public speaking coach to executives
and emerging leaders within financial services, both
domestically and abroad. Diagnosed with MMP in
2019, she is inspired by those who have shared their
journeys with others.
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HELPING DERMATOLOGY PATIENTS WORLDWIDE
Deirdre Laframboise

P

eople with dermatological conditions
such as pemphigus and pemphigoid often face
stigma, shame, and other psychosocial challenges in
addition to the physical symptoms of their disease.
They may struggle with access to care and treatment
because decision makers perceive the relative impact
of these conditions to be considerably lower than most
other diseases. The Global Research on the Impact
of Dermatological Diseases (GRIDD) project, led by
the International Alliance of Dermatology Patient
Organizations (also known as GlobalSkin), aims to correct this misperception.

What is GRIDD?

GRIDD is a multi-year, five-phase global research and
advocacy project that launched in 2017. GRIDD will

build a new, better, and credible patient-impact measurement tool (or questionnaire) for dermatological
diseases that fully describes patient challenges and
validates their need for improved care and more affordable medicines. We believe patients are the experts and
their opinions are vitally important to the management
of their diseases and the development of research, policies, and treatments.

Why GRIDD?

The global ranking of diseases, such as the Disability
Adjusted Life Years, rank dermatological conditions
relatively low compared to other diseases, thereby
inferring that these conditions do not have a significant impact on the quality of life of patients. This is
simply not accurate or fair to these patients and their

The GRIDD project is ground-breaking in several ways:
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families. The data produced by GRIDD will play a
important role in addressing this low ranking, as
well as the widely acknowledged weaknesses of the
Dermatology Life Quality Index that is used widely
in clinical trials.
GRIDD is also a response to the World Health
Organization’s Global Burden of Disease (GBD)
initiatives that have also underestimated the toll of
living with a dermatological condition. Data from
the GBD project are used to identify patient needs,
develop policies, and determine resource allocation
and research priorities on a global scale.
Patient-derived data gathered through the
GRIDD project will provide patient organizations
like the International Pemphigus & Pemphigoid
Foundation (IPPF), specialists, patients, industry,
and others the evidence needed to advocate for
better policies, educational resources, and training
services; secure more research and development
funding; and improve access to treatments and care
for patients.

GLOBALSKIN.ORG

International Alliance of
Dermatology Patient
Organizations

GRIDD’s Main Objectives
• Build a world-class team to design the
GRIDD project and lead its research. GlobalSkin
has partnered with leading experts from
Cardiff and Hamburg Universities to co-lead
the research phases.
• Engage dermatology patients worldwide
in order to collect information about the burden
of their dermatological condition(s). Phases 2, 3,
and 4 involve primary research with dermatology patients worldwide. The data collected will
be integral to the success of the GRIDD project.
GlobalSkin is working closely with the IPPF to
ensure that as many pemphigus and pemphigoid patients as possible are represented in
this research.
• Generate both generic and dise a s e - s p e c i f i c d a t a on the impact of
dermatological diseases by implementing a
novel methodology—Global Research of Impact
on Patients (GRIP)—and a patient-impact
measurement tool—Patient Reported Impact
of Dermatological Diseases (PRIDD). Both
the GRIP methodology and the PRIDD tool

Who is GlobalSkin?
The International Alliance of Dermatology Patient
Organizations (also known as GlobalSkin) is a unique
global alliance committed to improving the lives of
dermatology patients worldwide. The IPPF is a proud
member. GlobalSkin nurtures relationships with members, partners, and all involved in healthcare—building
dialogue with decision-makers around the globe to promote patient-centered healthcare. GlobalSkin works to
empower its more than 177 patient association members—located in over 58 countries representing more
than 65 disease areas—to reach more patients and provide them with greater support, education, and advocacy.
Visit https://GlobalSkin.org.
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are first-of-their kind in the world. More information is available on the GlobalSkin website:
https://globalskin.org/research/phases-outcomes
• Build a patient-impact databank sourced from
the research undertaken with the PRIDD measurement tool. The IPPF will have access to this data. The
goal is for the PRIDD tool to become the recognized
best-practice, patient-impact-measurement tool.

• Apply the PRIDD-sourced dataset for a wide
range of purposes, including encouraging more
research and development; advocating internationally to raise the ranking of dermatology diseases;
and lobbying for better treatments. PRIDD will
also be instrumental for patient organizations like
the IPPF as it will provide global patient impact
data to support advocacy, education, and fundraising efforts.

GRIDD - 2021 and Beyond
The GRIDD project is currently in Phase 3, which
involves a Delphi with two consecutive surveys focused
on patient impacts. The Delphi has engaged thousands
of patients from global regions and multiple diseases to
validate the findings collected during Phase 2.
The results from Phase 3 will be analyzed and interpreted for Phase 4 and a key outcome of the GRIDD
project: the development of the PRIDD measurement
tool. PRIDD will adhere to the COSMIN A standard
(https://www.cosmin.nl/about/) and will be the first
patient-derived measurement tool to accurately reflect
the true impacts on people from any type of dermatological condition.
The PRIDD tool will be launched worldwide to
dermatology patients via their patient organizations,
dermatologists, and others beginning in late 2021
or early 2022. As PRIDD is employed in the upcoming years, it is expected to replace current inadequate
measurement tools and become the world-leading
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measure for dermatology patient impact assessment
and research. As the PRIDD patient impact databank
expands, the types of applications for the data will
also grow for activities such as supporting the global
momentum to raise dermatology in the world disease
rankings and advocating for better health policies and
treatments.
For more information about GRIDD and how you
can get involved in this important research visit:
https://globalskin.org/research.

Deirdre Laframboise is the Research Director at
the International Alliance of Dermatology Patient
Organizations. She leads the GRIDD project and has
three decades of experience in project management in
the not-for-profit sector.
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A Caregiver's Story
Isabelle Gentile

I

n May 2002, my daughter Océane was covered
with blisters from head to toe. After wandering from
doctor to dermatologist and from hospital to hospital,
we finally received a diagnosis: pemphigus. Océane was
five years old at the time.
There were very few people who knew about pemphigus, so I had to look for information online. I needed
to know if my daughter was going to live and, if so,
under what conditions. I needed to know everything
so that I could prepare myself to support her in every
possible way.
I couldn't find an organization in France to provide
me with the information I needed; however, I found the
IPPF based in the USA. My friend Claire (an English
teacher) helped me post a message on the IPPF forum.
I then learned that there was going to be a patient
meeting in London.
Océane, Claire, and I left for London where we
were warmly welcomed by Carolyn Blain, Siri Lowe,
and Terry Wolinski McDonald. It is a moment that
will remain engraved in our memories forever. We
were able to meet other patients and finally get some
answers to our questions. Though Océane was only six
years old, she was supported by everyone.
In August 2003, Océane received many messages
from England and America on her birthday. She was
very moved (and so was I). She was going through such
a difficult time, and the messages she received were a
real interlude of happiness in her complicated life.
One day, a pregnant mother contacted me via the
IPPF forum and asked for my permission to name her
daughter Océana. Océane was very happy that a little
girl would have a similar name on the other side of
the world.
Thanks to Carolyn Blain, we traveled to England and
participated in meetings with Pemfriends, the pemphigus and pemphigoid organization in the UK. At that

time, a patient named Peter, who is English but was
living in France, contacted me after reading our messages on the IPPF forum. Peter, another pemphigus
patient named Josée de Felice, and I established the
Association Pemphigus Pemphigoïde France (APPF) in
March 2005. In 2006, the IPPF organized a congress
in England in which I participated and learned a lot.
Today, Océane is 24 years old. Her pemphigus is
still present, though it is more discreet. She studied
psychology and then specialized to become a psychomotrician. Psychomotricity is the mutual influence of
cognition, emotion, and movement and their influence
on the development of an individual’s competency
within a psychosocial context (https://psychomot.
org/). This year, she is studying the benefits of psychomotricity care for children suffering from ichthyosis,
another rare skin disease.
Thank you to the IPPF for helping me find information about pemphigus. In 2002, my main concern
was that I couldn't find very much information about
children living with pemphigus. I’ve since learned that
it is rare to develop pemphigus in adulthood, but it is
exceptionally rare to develop pemphigus as a child.
When my daughter was little, she used to ask me why
she had pemphigus. I now know why—my daughter is
exceptional! Her little sister, Erina, is also exceptional.
She comforted Océane and defended her sister against
the children who made fun of her because of the blisters
on her face. Today, I am a mother who has faced many
difficulties, yet I am happy to be able to help patients
and parents of patients.

Isabelle Gentile is one of the founders of the Association
Pemphigus Pemphigoïde France (APPF). Her daughter,
Océane, was diagnosed with pemphigus when she was
five years old.

The Importance of Patient Participation
in the IPPF Natural History Study
Marc Yale

I

n March 2019, the Food and Drug Administration
(FDA) released draft guidance on the design and
implementation of natural history studies to support
the development of safe and effective treatments for
rare diseases. The FDA defines a natural history as
“the natural course of a disease from the time immediately prior to its inception, progressing through its
pre-symptomatic phase and different clinical stages to
the point where it has ended, and the patient is either
cured, chronically disabled, or dead without external
intervention.” In short, the natural history of a disease
is the course it takes in the absence of investigational
intervention.
To gain insight into this, investigators conduct
observational studies designed to follow the course of
diseases. Natural history studies can play an important role in drug development, from discovery to clinical
trial design. The IPPF Natural History Study is designed
to do just that. It will help the medical and research
community understand illness trends, treatment outcomes, disease burden, and important demographic
information about patient age and gender. With this
vital information from a large number of participants,
the IPPF can better advocate for resources to improve
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patient support and medical provider education, as
well as accelerate research.
The IPPF Natural History Study was launched in
March of 2017 and collects, stores, and retrieves patient
data for analysis in research studies. Sponsored by the
National Organization for Rare Disorders (NORD) and
the FDA, the study serves to:
• provide a convenient online platform for patients
or their legally authorized representative to report
cases of pemphigus and pemphigoid (P/P)
• conduct a prospectively planned natural history
study that will result in the most comprehensive
understanding of both diseases and their progression over time
• characterize and describe the P/P population
as a whole
• assist the P/P community with the development of
recommendations for standards of care
• assist researchers studying the pathophysiology of P/P
• support the design of clinical trials that explore new
P/P treatments

www.pemphigus.org

There are many additional benefits of the
IPPF Natural History Study beyond drug
development, such as facilitating the understanding of current standard of care and
identifying opportunities to improve patient
care. Since there is a lack of FDA approved
therapies for P/P, many clinicians are forced
to use ineffective therapies to try to treat the
diseases.
P/P drug development is growing, but
these diseases are poorly understood by
the scientific community and lack approved
therapies. Optimizing interventional trials is
critical to avoiding clinical trial pitfalls. The
IPPF Natural History Study can help ensure
that appropriate endpoints are developed
for clinical trials; provide the foundation
for interventional trials; and provide better treatments, earlier diagnosis, and—one
day—A CURE!

IPPF
NATURAL HISTORY
STUDY
A patient registry that uses an
online data system to collect,
store, and retrieve patient
data for analysis in
research studies.

DATA IS COLLECTED ON
SOCIO-DEMOGRAPHICS,

MEDICAL AND
DIAGNOSTIC INFORMATION

Register for the Natural History Study:
https://www.pemphigus.org

TREATMENT AND
DISEASE PROGRESSION,

41% 37%
TALENT

TECHNOLOGY

THE TOP TWO CONSTRAINTS TO
OBTAINING AN INFORMATION EDGE

MANAGEMENT OF CARE,
AND QUALITY OF LIFE

Marc Yale was diagnosed in 2007 with
cicatricial pemphigoid. In 2008 he joined
the IPPF as a peer health coach. He became
the executive director in 2016 and recently
started his role as the IPPF research and
advocacy coordinator. Marc currently resides
in Ventura, California, with his wife Beth and
daughter Hannah.
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The more data we can collect, the
better the information we can give
to researchers, the sooner they
can find better treatments, earlier
d i a g n o s i s , a n d —o n e d a y —A C U R E !

Rare Disease Week

EVEN BETTER THE SECOND TIME AROUND
Fred Wish

L

ast February seems like an eon ago. The first
stirrings of the pandemic were barely noticeable,
as there were only 14 identified cases of COVID-19
in the United States. All the isolation and upheaval
that would become the hallmarks of 2020 were still
unknown. From the vantage point of January 2021, it
is easy to forget that the past year held some positive,
and even uplifting, moments. For me, the opportunity
to join hundreds of members of the rare disease community for Rare Disease Week on Capitol Hill at the
end of February stands as a bright spot in a year that
many would rather put behind them.
In 2019, I was pleased to share my experience as
a first-time participant in Rare Disease Week in the
Quarterly. In that article, I committed to returning
to Washington in 2020 for a second time. I’m happy
to report that my rookie year was no fluke; the 2020
session was even more rewarding and successful
than 2019.
Rare Disease Week on Capitol Hill is a primary avenue for patients, caregivers, and families to influence
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the direction of rare disease policy in the United States.
It’s an annual event developed and conducted since
2012 by Rare Disease Legislative Advocates (RDLA), a
program of the EveryLife Foundation for Rare Diseases
to educate, motivate, and advocate to senators and
members of the House of Representatives on behalf of
those of us affected by rare diseases.
Even more important, from a personal perspective,
it’s a practical, organized way of being active in my
own fight against pemphigus vulgaris (PV). Pemphigus
and pemphigoid (P/P) patients and caregivers have
great resources for information and referrals available through the IPPF. Their partnership with RDLA
is a powerful tool in influencing how our government
supports the treatment, diagnosis, research, public
awareness, and education of professionals about P/P.
Participating in Rare Disease Week has given me a feeling that I have more control over the course of my PV,
as well as the opportunity to give something back to
a community that has been a source of support over
the years.

www.pemphigus.org

So that’s how I found myself on a train to Washington,
DC, on a chilly February morning last year, joining 900
patients and families from every state and representing over 200 rare disease organizations. At a reception
the first evening, I refreshed previous IPPF friendships and started a few new ones. I also met people
involved with other rare diseases. A documentary on
fibrodysplasia ossificans progressiva (FOP), a devastating connective tissue disorder that affects only 4,000
people worldwide, showed how a handful of people can
achieve tremendous results through networking and
tireless advocacy.
The prospect of meeting with a member of Congress
can seem intimidating, especially when the task is to
request support for legislation or funding. The first
year I participated, I could relate to that feeling even
though my career involved some dealings on Capitol
Hill and working with federal agencies.
Since it was my second year attending, I knew
more about what to expect. RDLA provides, and in
some cases requires, that those who will be interacting with legislators’ offices receive training on giving
effective presentations. They also provide successful
protocols to ensure one’s message is understood and
remembered. This Legislative Conference is a full day
of meeting preparation and includes working with
a group of people from one’s home state to practice
the “ask”—a concise statement of what the requester
expects—whether it’s new legislation, joining a particular caucus, or establishing funding levels for existing
programs or agencies. The training also covers the
status of pertinent pending legislation. Everything
is designed to make advocates feel as prepared and
comfortable as possible before what is known as Hill
Day, when the primary purpose of Rare Disease Week
takes place.
My New Jersey group visited the offices of Senators
Corey Booker and Bob Menendez. A smaller group also
visited the offices of Congressmen Chris Smith from
my congressional district and Andy Kim (NJ-3). While
there, each of us had the chance to tell our personal
story and present requests for legislative action, either
on our own or selected from a list of possible topics
from RDLA relevant to the rare disease community.
I was pleased in 2020 to be able to meet directly with
Andy Kim. Most of the time, you don’t get to spend any
time with representatives or senators themselves; you
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meet with staff members. That’s actually a good thing—
representatives and senators are extraordinarily busy
and have many diverse matters to work on. On the
other hand, staffers’ portfolios are more focused,
meaning that they are more likely to have detailed
knowledge of the topics being discussed. Plus, staffers
are the ones who decide what to bring to their bosses’
attention, so no one should feel disappointed or shortchanged if they do not get an in-person meeting with
a legislator.
I was also fortunate to be able to attend a jam-packed
meeting of the Rare Disease Caucus, a truly bipartisan
and growing group whose members are interested in
seeing that our sizeable community has a real voice in
how healthcare dollars are spent.
Both years, I came away from Rare Disease Week
with a sense of accomplishment and felt that my follow-up correspondence with various offices was being
heard. Comparing the two years I’ve attended, I’d say
that Rare Disease Week 2020 was a more satisfying
experience. Knowing the routine was helpful, and gaining insight into the legislative process made me feel,
even more than last year’s event, a part of something
larger. It was a good feeling.
Taking the pandemic into account, RDLA has scheduled 2021’s Rare Disease Week for mid-July instead of
February. As a veteran of 18 summers in the DC area, I
know what the heat and humidity are going to be like.
Placing full faith and trust in air conditioning, and
depending on how the rollout of vaccinations goes, I
plan to be there for a third year.
If you are able to attend and are enthusiastic about
making a real difference, you should consider registering for the 2021 session and joining our fellow
IPPF community members. RDLA does a wonderful
job of keeping things moving, taking care of scheduling, and other matters, all with a sense of positivity.
Visit rareadvocates.org for more information and keep
checking back with the IPPF for updates on participating in Rare Disease Week 2021.
Fred Wish is a PV patient who lives at the Jersey Shore.
He retired from full-time work in 2010 and owns a
writing and editorial service company with his wife,
Loretta. He enjoys being a member of a classic rock
band, plays a possibly competent game of poker, and
looks forward to spoiling his grandson at every chance.

Quarterly | Winter 2021

23

Patient Surveys

BEHIND THE SCENES AND THEIR IMPACT
Kyle Amber, MD, FAAD

In my career as a researcher, I attempt to
answer specific questions in order to better understand aspects of pemphigus or pemphigoid (P/P)
that may be unknown. Identifying those important
questions is the first step, and I’ve found that it is
actually the easy part, since knowledge gaps present themselves every day in the clinic.
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Patients may ask, “Will insert object make my disease better or worse?” These kinds of questions can
often lead to simple research inquiries, or even larger
scientific studies.
For example, my first experience partnering with the
IPPF on a survey was related to diet and its effect on
P/P. This is a question I receive almost every day. After
hours of research, we concluded that diet does have an
effect on P/P. As many of you know, spicy foods and
citrus foods are probably troublesome. We’ve published the results of the survey in the Journal of the
European Academy of Dermatology 1. Conducting
a study like this provides help to
physicians who may not see very
many P/P patients. They are able
to give educated answers and provide dietary advice to patients.
Likewise, it brings simple anecdote
to evidence.
Once a research question is decided upon, it’s important to figure out the best way to ask that question in
order to receive meaningful answers. For example,
broadly asking, “Does food affect your disease?” is a
poorly worded question. If 40 percent of people surveyed respond, “Yes,” what did we learn? The next step
is to refine our question to get an insightful response.
A better way to ask the above question could be,
“Does spicy food make your disease worse: yes or no?”
Despite hours of creating and testing a survey, it is not
uncommon to start at the beginning after realizing that
questions have not been written well.
When a question is asked anonymously to a group
of people with the intent to disseminate data, ethical
approval is required. Generally, this is in the form
of institutional review boards or IRBs. They serve
an important role in making sure that research is
performed ethically and safely. However, like most
bureaucratic steps, there is a significant amount of
time and paperwork. Anonymously sending a listserv a single question can require a 12 (or more) page
research protocol and several months of ethical review
prior to starting the research. This is why we want to
get the most pertinent information possible in one single survey.
After the ethics board approval, the next step is getting the survey out to patients. There are several ways
this can be done. The easiest is to distribute the survey

to my patients directly. However, there are many limitations to this approach. Patients may be biased by
the way I practice, our geographic location, their ethnic background, or for other reasons. Unfortunately,
even surveying 50 patients in a single institution is
subject to a large amount of bias. Journals typically
don’t want to publish data received this way, which
means we can’t easily share it with other physicians.
Additionally, when I work with colleagues throughout
the United States or across the world, each site requires
its own ethics approval.
The IPPF P/P patient email list provides a way to

You may ask yourself if these surveys
actually change our understanding of P/P.
The answer is, yes!
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obtain meaningful answers to research questions that
affect diagnosis and disease management. A single
research protocol can survey P/P patients around the
world. This provides answers to important research
questions that would essentially be impossible otherwise. Patient participation in these studies makes the
difference in being able to gain insights that will benefit
future patients. The ability to survey patients helps us
find meaningful answers to our questions, share those
answers with our colleagues, and ultimately improve
the diagnosis and management of P/P.
As an academic, I completely understand e-mail
fatigue. Another survey? You may ask yourself if these
surveys actually change our understanding of P/P. The
answer is, yes! When you participate in a survey from
the IPPF, you are directly helping patients.
1. https://onlinelibrary.wiley.com/doi/abs/10.1111/jdv.15731

Dr. Amber is an assistant professor in the division
of dermatology at Rush University Medical Center.
He runs a specialty clinic for the treatment of
autoimmune blistering diseases and is the director of
the dermatology infusion center. He additionally runs
a basic science research lab where he studies the role of
local skin inflammation in pemphigoid.
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Creating Art for Rare Disease Awareness
Daphna Smolka

R

ecently, IPPF Outreach Director Becky Strong
asked if I would consider submitting an art piece
for the National Organization for Rare Disorders
(NORD) contest for Rare Disease Day 2021.
Becky was aware that I create images of the daily
pills I take as a rare disease patient. I have included
images of these projects during my IPPF patient educator presentations. In speaking with dental students,
hygienists, or anyone who will listen, I’ve learned that
there are many ways to make a difference. I was excited
to make something for the submission. Distracting
projects are my forte.
My original idea was ambitious. It included using
all the recycled materials I had collected and stored
in my garage arts and crafts corner. However, after
several attempts, I realized I had to pivot to a simpler
idea—this seems to be the theme of the past year. After
dozens of drafts and input from a handful of people, I
finally had something that I could submit that would
also raise awareness of pemphigus and pemphigoid.
My submission was a zebra image that I created
with an app called, Notability. I embedded words like
“NORD” and “IPPF,” as well as different social media
hashtags, into the stripe design. I also incorporated the
statistic that with over 7,000 different rare diseases, 1

26

Quarterly | Winter 2021

in 10 people have some form of a rare disorder. Most
importantly, I took the often-quoted line, “When you
hear hoofbeats, think horses, not zebras,” and altered
it to say, “When you hear hooves, think MAYBE zebra.”
The following statement was also included with my
submission:
Medical professionals are often taught, “When you
hear hooves, think horses, not zebras.”
Do this and you’ll miss us. Pemphigus and pemphigoid patients look like horses, but we are a different
species. We have stripes that camouflage our mental and physical scratches, scrapes, and scars, which
help identify who we are within the herd. The sound
becomes stronger and louder when we connect with
each other. When we find our herd, we know we have
found a safe place to be ourselves. Although vulnerable
alone, when we join the rare disease community, we
are strong, powerful, and won’t settle.

Daphna Smolka is a patient with PV. She was
originally misdiagnosed in 2013 and then properly
diagnosed in 2014. She lives in South Florida with her
two children and dog, Milo.
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IPPF VIRTUAL SUPPORT GROUP MEETINGS
Join or start a meeting today!
Contact becky@pemphigus.org

