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Forward Looking Statements
This presentation includes “forward-looking statements” within the meaning of the Private Securities Litigation Reform Act of 1995. Forward-looking statements include statements, other than
statements of historical fact, regarding, among other things: Albireo’s commercialization plans and expectations for commercializing Bylvay in the U.S. and Europe; estimates of the number of patients
impacted by PFIC; expectations about Bylvay’s acceptance by healthcare practitioners to treat PFIC patients; Albireo’s plans to monetize its Rare Pediatric Disease Priority Review Voucher; the plans
for, or progress, scope, cost, initiation, duration, enrollment, results or timing for availability of results of, development of Bylvay or any other Albireo product candidate or program; the pivotal trial for
Bylvay in biliary atresia (BOLD), and the pivotal trial for Bylvay in Alagille syndrome (ASSERT); the target indication(s) for development or approval, the size, design, population, location, conduct, cost,
objective, enrollment, duration or endpoints of any clinical trial, or the timing for initiation or completion of or availability or reporting of results from any clinical trial, including the long-term open-label
extension study for Bylvay in PFIC, and the BOLD and ASSERT trials; discussions with the FDA or EMA regarding our programs; the potential benefits or competitive position of Bylvay or any other
Albireo product candidate or program or the commercial opportunity in any target indication; the potential effects of Bylvay of the treatment of PFIC patients and its potential to improve the current
standard of care; the potential benefits of an orphan drug designation; the length of time for which Albireo’s cash resources are expected to be sufficient, and the milestones and activities to be funded
with those cash resources; or Albireo’s plans, expectations or future operations, financial position, revenues, costs or expenses. Albireo often uses words such as “anticipates,” “believes,” “plans,”
“expects,” “projects,” “future,” “intends,” “may,” “will,” “should,” “could,” “estimates,” “predicts,” “potential,” “planned,” “continue,” “guidance,” or the negative of these terms or other similar expressions to
identify forward-looking statements. Actual results, performance or experience may differ materially from those expressed or implied by any forward-looking statement as a result of various risks,
uncertainties and other factors, including, but not limited to: there are no guarantees that Bylvay will be commercially successful; we may encounter issues, delays or other challenges in launching or
commercializing Bylvay; whether Bylvay receives adequate reimbursement from third-party payors; the degree to which Bylvay receives acceptance from patients and physicians for its approved
indication; challenges associated with execution of our sales activities, which in each case could limit the potential of our product; results achieved in Bylvay in the treatment of patients with PFIC once
we have launched the product may be different than observed in clinical trials, and may vary among patients; other potential negative impacts of the COVID-19 pandemic, including on manufacturing,
supply, conduct or initiation of clinical trials, or other aspects of our business; whether favorable findings from clinical trials of Bylvay to date, including findings in indications other than PFIC, will be
predictive of results from other clinical trials of Bylvay; the outcome and interpretation by regulatory authorities of the ongoing third-party study pooling and analyzing of long-term PFIC patient data; the
timing for initiation or completion of, or for availability of data from, clinical trials of Bylvay, including BOLD and ASSERT, and the outcomes of such trials; Albireo’s ability to obtain coverage, pricing or
reimbursement for approved products in the United States or European Union; delays or other challenges in the recruitment of patients for, or the conduct of, company’s clinical trials; and Albireo’s
critical accounting policies. These and other risks and uncertainties that Albireo faces are described in greater detail under the heading “Risk Factors” in Albireo’s most recent Annual Report on Form
10-K or in subsequent filings that it makes with the Securities and Exchange Commission. As a result of risks and uncertainties that Albireo faces, the results or events indicated by any forward-looking
statement may not occur. Albireo cautions you not to place undue reliance on any forward-looking statement. In addition, any forward-looking statement in this press release represents Albireo’s views
only as of the date of this press release and should not be relied upon as representing its views as of any subsequent date. Albireo disclaims any obligation to update any forward-looking statement
except as required by applicable law.
All forward-looking statements speak only as of the date this presentation is made and should not be relied upon as representing our views as of any date after this presentation is
made. We specifically disclaim any obligation to update any forward-looking statement, except as required by applicable law. “Albireo” is a trademark of Albireo AB. All other trademarks,
service marks, service marks, trade names, logos and brand names identified in this presentation are the properties of their respective owners.
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Agenda
Albireo Leadership Here Today
Bylvay™ (odevixibat) FDA Approval

PEDFIC 1 & 2 Dataset

Commercializing Bylvay

Ron Cooper
President and CEO

Pamela Stephenson
Chief Commercial Officer

Former Bristol-Myers
Squibb (President
of Europe)

Former Vertex, Pfizer

Simon Harford
Chief Financial Officer

Pat Horn, MD, PhD
Chief Medical Officer

Former Parexel,
GlaxoSmithKline, Eli Lilly

Former Orphan
Technologies, Dyax,
Tetraphase, Abbott

Q&A
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First and Only Drug Treatment
Approved by the FDA for Patients
With Progressive Familial
Intrahepatic Cholestasis (PFIC)

United States

First and only drug treatment approved by
the FDA for patients with PFIC(
Launching immediately in the US, supply
shipping in the coming days

HCPs able to write prescription now

Europe
Approved in Europe
Planned launches in EU 5, Germany to be
the first in September

Bylvay™ (odevixibat) Is APPROVED
U.S. Indication
Bylvay is indicated for the treatment of pruritus in patients 3 months of
age and older with progressive familial intrahepatic cholestasis (PFIC).

European Indication
Bylvay is indicated for the treatment of progressive familial
intrahepatic cholestasis (PFIC) in patients aged 6 months or older.

For additional Important Safety Information on Bylvay, see full Prescribing Information at Bylvay.com

Bylvay™ (odevixibat): Decades of Development

Albireo files
patent application
for Bylvay

Robert Clayton discovers
Byler’s disease in the Amish
community

1956

1970s

PFIC named after
discovery in
patients outside
Amish
community

//////

1998

///////

2002

Ph 3 PEDFIC
clinical trials
initiated

2009-2010

///////

Albireo initiates
clinical trials of
Bylvay

PFIC genes first
characterized

2018

Bylvay
Approval!
PEDFIC
positive
results

2020

2021

Bylvay
EMA & FDA
filing
acceptances

PFIC 1: ATP8B1 gene identified by Bull et al.
PFIC 2: ABCB11 gene identified by Strautnieks et al.
PFIC 3: ABCB4 gene identified by de Vree et al.
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Providing Hope for Families
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PEDFIC Dataset
Patrick Horn, MD, PhD
Chief Medical Officer
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Progressive Familial Intrahepatic Cholestasis (PFIC)
PFIC is a rare and devastating disorder affecting young children that causes progressive, life-threatening liver disease
Onset
Age ~1-2

Treatment & Survival

years

Patients are diagnosed young,
and the majority of patients
do not have complete
response to medical therapy1-6

Almost no patients survive
beyond age 30 without surgical
diversion or liver transplant1
At 18 years of age, 44% of PFIC1
patients and 32% of PFIC2 patients
were alive with their native liver 9, 10

“People don’t understand
that the itch is from deep
inside their bodies.”

Symptoms & Burden of Disease
Pruritis is widespread and often
severe among patients with PFIC7
Parents and caregivers may devote
significant time and resources to caring
for patients with PFIC7
The burden of PFIC is not well described
in the literature - Patients with PFIC have lower
HRQoL compared to healthy peers7

Surgical options have high morbidity
necessitating lifelong care

– Emily K, mother of Kennedie8

PEBD involves routine ostomy care,
supplementation of fluid and electrolytes,
and may require surgical revision

Liver transplant requires lifelong
immunosuppression and has a significant
risk of graft rejection

1. Schukfeh N et al. J Pediatr Surg. 2012;47:501-505. 2. van Wessel D et al. Hepatology. 2021. 3. Gunaydin M et al. Hepat Med. 2018;10:95-104. 4. van Wessel D et al. Hepatology. 2021;10.1002/hep.31787. 5. van Wessel D et al. J Hepatol.
2020;73(1):84-93. 6. Bjørnland K et al. Eur J Pediatr Surg. 2020. 7. Pawlikowska 2010; 8. Data on file; Lykavieris et al. Hepatology, 2005; 9. Bull et al. Hepatol Commun. 2018;2:515-518. 10. Stapelbroek JM et al. J Hepatol. 2010;52(2):258-271.
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Bylvay™ (odevixibat) Studied in Two Phase 3 Efficacy & Safety Studies
96 WEEKS COLLECTIVE

PEDFIC 1

Statistically significant improvement in pruritus assessment p=0.004

Randomized, double-blind, placebo-controlled, global, multicenter
24-week Phase 3 clinical trial of Bylvay in 62 patients, ages 6
months to 15.9 years, with PFIC type 1 or type 2

Statistically significant reduction in serum bile acid response p=0.003

24 WEEKS

PEDFIC 2

Both Bylvay doses statistically significant for both endpoints

72 WEEKS

Open-label, single-arm, 72-week long-term extension trial in PFIC
patients using Bylvay 120 mcg/kg/day

Patients enrolled in PEDFIC 1 could enter PEDFIC 2 cohort 1 (n=53),
and other PFIC patients could enter PEDFIC 2 cohort 2 (n=31)

Sustained efficacy; response across PFIC1, PFIC2, PFIC3

Well-tolerated with low diarrhea rate
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Rapid & Durable Effect
Patients had rapid reductions in serum bile acid (sBA) levels and improvements in pruritus
severity, with durable clinical benefits sustained through 48 weeks of treatment
Bylvay™ (odevixibat) patient responder data show sustained improvements in cholestasis markers vs. non-responders

66%

67%

65%

59%

Proportion of positive
pruritus assessments with
Bylvay treatment

Patients who were serum
bile acid responders
at weeks 46-48

Rate of pruritus
responders

Rate of serum bile
acid responders
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Bylvay (odevixibat)™ Works Rapidly
As early as Week 4, significant serum bile acid reductions and improvements in pruritus were observed
Positive Pruritus Assessments
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Improvements in Key Health Measures
Improvements in growth & weight gain through 48 weeks
Weight Z Score Over Time

0.5

0.5

0.0

0.0

Mean (SE) Z score

Mean (SE) Z score

Height Z Score Over Time

-0.5
-1.0
-1.5
-2.0
-2.5

Baseline

4
12
24
36
Time on Bylvay™ (odevixibat) treatment, weeks

-0.5
-1.0
-1.5
-2.0
-2.5

48

✓ Height Z scores increased from baseline –1.9 to –0.8

Baseline

4
12
24
Time on Bylvay treatment, weeks

36

48

✓ Weight Z scores increase from baseline –1.1 to -0.0

Improvement in multiple sleep parameters
Clinicians and caregivers reported that

≥88%

of responders had moderately or very much better sleep
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Pruritus Improvement Demonstrated Across PFIC Subtypes
Patients had substantial benefits with Bylvay™ (odevixibat), including reductions
in serum bile acids and improvement in pruritus symptoms
Mean (SE) PPAs at the Patient Level

Proportion of Patients with sBA Response (95% CI)
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Overall AE Profile Similar to Placebo With Low Diarrhea Rate
Long-term treatment with Bylvay™ (odevixibat) was well tolerated through Week 48,
regardless of PFIC classification or BSEP subtype

Good Safety Profile & Well-Tolerated
The observed safety and tolerability profile of Bylvay was consistent across studies, treatment groups and doses.
No drug-related serious adverse events were reported in either PEDFIC 1 or PEDFIC 2.
One patient in PEDFIC 1 and 3 patients in PEDFIC 2 treated with Bylvay withdrew due to an adverse event.
There were low numbers of gastrointestinal adverse events.
Treatment-related diarrhea/frequent bowel movements reported in 9.5% of Bylvay treated patients in PEDFIC 1 and 5%
of placebo-treated patients.
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Commercializing
Bylvay™ (odevixibat)
Pamela Stephenson
Chief Commercial Officer
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Commercial Execution Plan Ready to Launch in PFIC
United States

Europe
Targeting
~60 Key U.S. Centers

Approved/Waiting
Launch first in EU 5
September launch in Germany

Immediate product launch
Sales, payer and medical teams trained, out in the field
AlbireoAssist™ is live

ROW

Supply shipping in the coming days

Local distributorship
agreements in place, further
deal exploration ongoing
Medison

Specialty pharmacies in place

GEN

Meetings planned with major insurers

Genpharm Services
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PFIC Is a Rare Life-Threatening Disease
Global market opportunity size: ~100,000 patients with pediatric cholestatic liver disease in
top 25 countries
Worldwide CLD Prevalence*

~100,000
(80K-100K)

~15,000
(13K-16K)

Worldwide PFIC Prevalence*

Worldwide Available PFIC Patients*
~2500
(2200-2800)

U.S. Available PFIC Patients
~600
(500-700)

*Top 25 Markets excluding China and India

1 Jacquemin E; Progressive Familial Intrahepatic Cholestasis; Clin Res Hepatol Gastroenterol. 2012 Sep;36 Suppl 1:S26-35; Pawlikowska L, et al. Differences in presentation and progression between severe FIC1 and BSEP
deficiencies. Journal of Hepatology. 2010;53(1):170-178; Jain A, et al. Long-Term Survival After Liver Transplantation in 4,000 Consecutive Patients at a Single Center. Annals of Surgery. 2000; Vol. 232, No. 4, 490-500;
©2021 Albireo Pharma, Inc. All rights reserved
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Evidence Supports Orphan Pricing Model for Bylvay™ (odevixibat)

Rare Value
Pricing Factors

Demonstrated Bylvay
Value Proposition

Severe Disease

Progressive, fatal liver diseases affecting children

High Unmet Need

No approved medical treatments, only surgery

Randomized, placebo-controlled Phase 3 with 62 pts

Robust Clinical Evidence

Average U.S. annual price:

$385,000
Before mandatory government
rebates

Natural history data support long-term outcomes

Low Budget Impact
Early Access Program

Commitment to Patient Access

Patient Support
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U.S. Patient Journey: From Prescription to Treatment
Albireo is committed to providing reimbursement assistance and will work closely with
HCPs to share information on anticipated documentation and requirements

Commercial
Co-pay Assistance

Free Drug Program
Patient Assistance Program (PAP)
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First FDA Approved Drug for the Treatment of Pruritus in
Patients with PFIC

Favorable Profile

Quality Design & Data

Access

Once-Daily dosing

Gold standard randomized, placebocontrolled trials

Rare progressive, fatal liver diseases
affecting children

Oral capsule or oral pellets

Largest PFIC study with 62 patients

Data strength supports value proposition
with payors

No refrigeration required

Demonstrated short- and long-term
improvements

Caregiver Burden Study demonstrates
humanistic value

Minimal systemic exposure

All PFIC types

Natural history data support long-term
outcomes

Favorable tolerability profile

AE profile similar to placebo with low
diarrhea rate

Albireo Assist to take the lead in patient
benefits and financial support
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