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Pemphigus Vulgaris and related bullous disorders:
Outcomes of a model for improving Ultra-Orphan iliness
through an individualized Health Management Program.
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HOW WE PROVIDE
SUPPORT.

People who care: our volunteers and staff
Website, E-Bulletins, Newsletters
Electronic Patient Forums

Email discussion groups and chat rooms

Library of educational materials | * Ar’la(;”(')‘g’(')""'"g

: : o > : aqge
Medical Advisory Board viewsiyr Pag
Annual Patient Meetings % >7,000 unique
Supporting Scientific meetings visitors
Coalitions % Facebook

: % Youtube
Partnerships ‘
< Twitter




o AULolrmirnune aisordel
destroy proteins that hold

together the skin and mucous
membranes

* The result is multiple, chronic
ulcerations and erosions of
the skin an/or mucosa

e Morbidity and mortality
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» Azathioprine * Infliximab
 Methotrexate + Tetracyclines

_ e Dapsone
* Cyclophosphamide Chglchicine

» Cyclosporin » Plasmaphoresis



Living with
pemphigus and pemphigoid

Pain  Medications
Lesions / wounds e Costs & Access
Infection e Side Effects

o Complications
Fear e Chronicity
Anxiety, Depression  * Chbe P
Disability . e
Appearance suppression, infection, Gl,

hepatic and renal toxicity,



Advocacy — Industry

Partnership Opportunities:
The special case of orphan / ultra-orphan illnesses

* Though orphan ilinesses affect <200,000 persons, and ultra-
orphan <50,000... in aggregate 30M Americans suffer with at
least 1 of 7,000 rare disorders: collectively affect 1 in 10 people
In the U.S .... and many are chronic illnesses

« Patient Advocacy Groups have access, “touch”, and mission

 Pharma, academics, payors and policy makers have desire /
need to understand population needs, status and opportunities

« Advocacy, discovery, delivery, surveillance, outcomes,
compliance (REMS)
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health resources

Health Management
Program Goals

Achieve and maintain remission, and manage relapses
Reduce patient’s risks from prolonged or high dose steroid use
Decrease the number of adverse drug events (ADE’s)

Improve patient’s oral hygiene, and improve early identification
of nasal, laryngeal and pharyngeal disease

Reduce occurrence or magnitude of secondary infection
Detect and improve psychosocial disorder

. Improve quality of life and promote health lifestyle



o Participant benefits:
— Education about iliness, medications, and therapies
— Learning better communication with health care team
— Achieving compliance with the treatment plan
— Developing self-care skills and coping and lifestyle support
— Advocacy to overcome barriers to treatment
 Physician benefits:
— Enhanced physician-patient communications
— Happier, healthier, and empowered patients
 Entire illness population benefits:

— Improved compliance, quality of life, fewer adverse events,
reduced side effects from steroids as a result of the
program.

— Increased awareness and interest in our cause, with a goal
of attracting more funding and more research to find a cure.
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Prednisone
<10mg/d

Prednisone
>10mg/d

Disease Activity

activity >5 activity <5
Q3m x4, Qyr
then Q 6m
Prn, Q 3m
min Q m




ARE YOU ENROLLED? P E:
YOUSHOULDBE! M BEWEE" R

IPPF HM Program Enrollment (Active)
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Duration of illness

Yrs

mean 5.5+6.6
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Distribution of Bullous Disease

years

Mean 5/7.9+412.3
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Patient Segmentation Changes - IPPF HM Program

6/9/10 Data - Patients in program for at least & months

Corti ;:us_teruid Use
= 10mg

Start of Program

Corticosteroid Use
=10mg

in High Activity

Patients

After Follow Up




Patient Segmentation - Disease Activity
50% of patients that started program with High Activity reduced to Low Activity

Patients

No Change - Low No Change - High High to Low Low to High

Segmentation Change
Patient Segmentation - Corticosteroid Use

19% of patients that started program with > 10 mg reduced to < 10mg

Patients

No Change - < 10mg No Change - >= 10mg >=10mgto< 10mg < 10 mg to >= 10mg
Segmentation Change




Time in HM Program - All Patients

1.5-2 Yrs

Time in HM Program - 38 Patients

1-1.5Yrs 1.5-2 Yrs




Percent Answering ">5"

Q61 - How many days in the last month have you had

significant fatigue (that interferes with your lifestyle?)
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Q143 - Have you missed any days from work due to
your condition since the last time you received this

survey?
L 4
21 -
2 21.05 2
>' 205 e | 30 (]
=2 EE
£ 20+ o
= 25 o
= 19.5 o
& + 20
< 197 S
= + 15 =
o 18.5 + e
o un
o 18 + 10 g
o Z
17.5 ¢ 19
17 - | -0
Baseline Follow Up 1 Follow Up 2
mmm Percent Yes o # of Respondants




Percent Answering Yes

Q104 - Have you been hospitalized in the last 3 months?
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Q99 - Have you had any secondary skin or mucus
membrane infections in the last 3 months?

Percent Answering Yes
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Follow Up 2

mmm Percent Yes —«— # of Respondants

Number of Respondants




Percent Answering Yes

Q62 - Have you had a dental visit in the last 6 months?
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Percent Answering Yes

Q103 - Have you had any nose or throat (Nasal, laryngeal,
pharyngeal) symptoms in the last 3 months?
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Q26 - How would you currently rate your overall knowledge
about your condition?

Baseline - All
Patients

65%

Responses
Responses

209%
10% 4
0%
0% 4 0%
Baseline Baseline Follow Up 1 Follow Up 2
o % VG/G m% AVG O % P/VP
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Baseline - All
Patients

Baseline

Responses

40%

30%

Q27 - How would you currently rate your ability to manage your

condition?
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Q52 - During the past month have you often been
bothered by feeling down, depressed, or hopeless?
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Baseline Follow Up 1 Follow Up 2 Q53 - During the past month have you often been
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Q28 - How would you rate your overall knowledge about your
medications, its use and side-effects?

Baseline - All
Patients

Baseline Follow Up 1 Follow Up 2

Responses
Responses

0% VG/G m% AVG 0% P/VP

Q29 - How good are you at taking your medication as

prescribed?
97%

Baseline - All
Patients

Responses
Responses

Baseline Follow Up 1 Follow Up 2

o % VG/G B % AVG 0% PIVP




Responses
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Q57 - How would you currently rate your ability to take care of

yourself?

81%

65%

74%

0% 0%

Baseline Follow Up 1

3%

Follow Up 2
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0% P/VP
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Percent Answering Yes

Q66 - Have you had a bone density scan/assessmentin
the last 12 months?
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HTN screening

Percent Answering Yes

100

Q73 -Have you had your BP checked in the last 3
months?
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Q93 - Have you had a blood count (CBC) in the last 3

months?
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Program Impact....

Decrease the number of adverse drug events (ADE’s)

(+), need more data

Improve patient’s oral hygiene, and improve early
identification of nasal, laryngeal and pharyngeal
disease

(+)

Reduce occurrence or magnitude of secondary
infection

(+)

Detect and improve psychosocial disorder

(+)

Improve quality of life and promote healthy lifestyle

(+)

32




 Enrollment: need to enhance
 IPPF Registry launch with patient-driven web-portal enrolled
400 patients in 4 months
 CHR has developed and is currently testing patient-
driven web portal for enrollment and data capture
 IPPF will optimize “value attraction” from registry to
HMP, and explore data sharing strategies

o Strategies to assess program impact versus other factors
that can influence outcomes over time
* |n progress.
* Will need to disseminate findings / knowledge

* Assess value in improved care and reduced costs
33



Partners
The IPPF th

|§R National Rehab

ARE YOU ENROLLED?
YOU SHOULD BE! MP =

Health Management Program
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*Use discount code
PEM when ordering
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2701 COTTAGE WAY, SUITE 16

SACRAMENTO, CA 95821
PHONE: 916-922-1298
WWW.PEMPHIGUS.ORG




