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Important Notice
This presentation contains forward-looking statements, as defined in the Private Securities Litigation Reform Act of 1995, that involve risks and uncertainties. Forward-looking statements are neither
historical facts nor assurances of future performance. Instead, they are based on our current expectations and projections about future events and financial trends that we believe may affect our
financial condition, results of operations, business strategy, and financial needs. All statements other than statements of historical facts contained in this presentation, including any statements
regarding the ability of our clinical trials to demonstrate acceptable safety and efficacy of our product candidate, and other positive results; the timing, progress and results of clinical trials for our
product candidate, including statements regarding the timing of initiation and completion of studies or trials and related preparatory work, the period during which the results of the trials will become
available, and our research and development programs; the timing, scope and likelihood of regulatory filings, NDA submissions and approvals, including final regulatory approval of arimoclomol; our
ability to obtain marketing approvals of our product candidate and to meet existing or future regulatory standards or comply with post-approval requirements; our expectations regarding the potential
market size and the size of the patient populations for our product candidate, if approved for commercial use; our expectations regarding the potential advantages of our product candidate over existing
therapies; the impact of COVID-19 on our business and operations; our potential to enter into new collaborations; our expectations with regard to our ability to develop additional product candidates or
product candidates for other indications our ability to identify additional products, product candidates or technologies with significant commercial potential that are consistent with our commercial
objectives; our ability to develop, acquire and advance additional product candidates into, and successfully complete, clinical trials; the initiation, timing, progress and results of our preclinical studies
and clinical trials, and our research and development programs; the commercialization and market acceptance of our product candidate; our marketing and manufacturing capabilities; the pricing of
and reimbursement for our product candidate; the implementation of our business model and strategic plans for our business and product candidate; regulatory development in the United States,
Europe and other jurisdictions; our ability to effectively manage our anticipated growth; our financial performance and projections relating to our competitors and our industry, including competing
therapies are forward-looking statements. The words “may,” “will,” “expect,” “anticipate,” “aim,” “estimate,” “intend,” “plan,” “believe,” “is/are likely to,” “potential,” “continue” and other similar
expressions are intended to identify forward-looking statements, although not all forward-looking statements contain these identifying words.
The forward-looking statements in this presentation are only predictions and represent our views as of the date of this presentation. Although we believe the expectations reflected in such forwardlooking statements are reasonable, we can give no assurance that such expectations will prove to be correct. The forward-looking statements are subject to a number of risks, uncertainties and
assumptions. Accordingly, readers are cautioned not to place undue reliance on these forward-looking statements. Except as required by applicable law, we do not plan to publicly update or revise any
forward-looking statements contained herein, whether as a result of any new information, future events, changed circumstances or otherwise. No representations or warranties (expressed or implied)
are made about the accuracy of any such forward-looking statements. We operate in a very competitive and rapidly changing environment. New risk factors and uncertainties may emerge from time to
time, and it is not possible to predict all risk factors and uncertainties nor can we assess the impact of all factors on our business or the extent to which any factor, or combination of factors, may cause
actual results to differ materially from those contained in, or implied by, any forward-looking statements. In light of these risks, uncertainties and assumptions, the forward-looking events and
circumstances described in this presentation may not occur and actual results could differ materially and adversely from those anticipated or implied in the forward-looking statements contained in this
presentation. Risks and uncertainties that may cause actual results to differ materially from those reflected in such statements include uncertainties inherent in the drug development process and the
regulatory approval process, our reliance on third parties over which we may not always have full control, and other risks and uncertainties that are described in the “Risk Factors” section in an
amendment to our Annual Report on Form 20-F filed with the U.S. Securities and Exchange Commission (SEC) on March 2, 2021, and our other filings made with the SEC from time to time.
Certain information contained in this presentation relate to or are based on studies, publications, surveys and other data obtained from third-party sources and Orphazyme’s own internal estimates and
research. While Orphazyme believes these third-party sources to be reliable as of the date of this presentation, it has not independently verified, and makes no representation as to the adequacy,
fairness, accuracy or completeness of, any information obtained from third-party sources. While Orphazyme believes its internal research is reliable, such research has not been verified by any
independent source. Orphazyme’s estimates are derived from publicly available information, management’s knowledge of the Orphazyme’s industry and management’s assumptions based on such
information and knowledge, which they believe to be reasonable. This data involves a number of assumptions and limitations which are necessarily subject to a high degree of uncertainty and risk due
to a variety of factors.
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H1 2021 Business Update
Christophe Bourdon, CEO

WHAT WE DO

Orphazyme Today

Develop drugs for rare diseases
• Global company bringing innovative drugs to patients in need
• Publicly traded in the US and Copenhagen

WHAT WE’RE DEVELOPING

Arimoclomol (MIPLYFFA™) for NPC
• Clinically-meaningful effect on disease progression
• Durable response and good safety profile up to 36 months
• Results published in peer-reviewed Journal of Inherited Metabolic Disease
• >100 patients on active therapy in EAP

HOW WE’LL DELIVER

Clear and focused strategy
• Obtain CHMP opinion in Q4 2021
• Conduct Type A Meeting with US FDA
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H1 Business Update

• Announced top-line results for arimoclomol in IBM and ALS late-stage trials
• Received Complete Response Letter from FDA for arimoclomol in NPC
• Announced corporate restructuring
• Maintained ongoing dialogue with EMA on marketing authorization application for NPC

• Presented 12-month and 24-month results from OLE of arimoclomol in NPC at the
Parseghian Scientific Conference
• Ended half year with DKK 334.2 million in cash
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Financial Results & Outlook
Anders Vadsholt, CFO

Financial Update on Corporate Restructuring

• Ceased development in ALS/IBM; took
license impairment
• Approx. two-thirds reduction in global
workforce; certain related cost savings will
be recognized in H2 2021
• Core team retained to support essential
activities and all medical, regulatory, and
pre-commercial activities are funded

Significant OpEx reduction in H2’21
while enabling core capabilities
H1 2021
0

Operating expenses (DKK million)

Core actions taken in H1’21
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H2 2021E

H1 Financial Results
OpEX and net loss comparison

• Net revenue of DKK 13.2M (DKK 0M, H1 2020)
- Arimoclomol sales in France (remunerated ATU)

• Operating expense totaled DKK 479M

Operating Expense
(DKK million)

H1 2021

- H1 2021 R&D and G&A expenses also includes certain
restructuring costs and an impairment expense

DKK 727M, December 31, 2020
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-167

-600

Net Loss (DKK
million)

• Cash as of June 30, 2021 was DKK 334.2 M vs.

H1 2020

0

-464

G&A

Operating Expense

Outlook & Guidance
Confirming 2021 Financial
Outlook for Operating
Expense, Operating Loss
and Cash Position

DKK 700-720M (USD 112-115M‡)
Operating Loss

DKK 670-700M (USD 107-112M‡)
Cash Position

~ DKK 50M at year-end (USD 8M‡)

We anticipate a net revenue of DKK 30-40M in sales related
to EAP in France1 (~4.8-6.4M USD‡).
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1. Net revenue pertaining to ATU in France;

‡

Based on FX of 1 DKK per 0.16 USD.

Closing Remarks
Christophe Bourdon, CEO

Clear and Focused Strategy to Deliver on Milestones

• Advance arimoclomol to approval in both the EU and US
• Run an efficient, global organization retaining key positions
• Secure additional funding to support commercialization

H2 2021
• Expected CHMP opinion in EU
• Anticipated Type A meeting
with US FDA
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H1 2022
• Expected EMA and UK MHRA approval
decisions and subsequent potential
commercialization in EU
• Expected resubmission of NDA for NPC
to US FDA

Questions and Answers
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