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Disclaimer

IMPORTANT: You must read the following before continuing. The following applies to this document, the oral 
presentation of the information in this document by Egetis Therapeutics AB (the “Company”) or any person on behalf 
of the Company, and any question-and-answer session that follows the oral presentation (collectively, the 
“Information”). In accessing the Information, you agree to be bound by the following terms and conditions. 

The Information is not intended for release, publication or distribution, in whole or in part, directly or indirectly, in or 
into or from the United States of America, Canada, Australia, Japan or any other jurisdiction where such distribution 
would be unlawful. This presentation is not a prospectus or similar document and it has not been approved, registered 
or reviewed by the Swedish Financial Supervisory Authority nor any governmental authority or stock exchange in any 
jurisdiction.

The Information has been prepared by the Company and is intended to present background information on the 
Company, its business and the industry in which it operates. The Information contains summary information only and 
does not purport to be comprehensive and is not intended to be (and should not be used as) the sole basis of any 
analysis or other evaluation. The Information does not constitute or form part of and should not be construed as an 
offer or the solicitation of an offer to subscribe for or purchase securities of the Company, and nothing contained 
therein shall form the basis of or be relied on in connection with any investment activity. The Company shall not have 
any liability whatsoever (in negligence or otherwise) for any loss whatsoever arising from any use of the Information or 
otherwise arising in connection with this presentation. 

By accessing this Information, you represent that such access does not violate any registration requirements or other 
legal restrictions in the jurisdiction in which you reside or conduct business. It is especially noted that the Information 
may not be accessed by persons within the United States or “U.S. Persons” (as defined in Regulation S under the 
Securities Act of 1933, as amended (the “Securities Act”) unless they are qualified institutional buyers “QIBs” as 
defined in Rule 144A under the Securities Act. By accessing the Information, you represent that you are (i): a non-U.S. 
person that is outside the United States or (ii) a QIB. Further, the Information may not be accessed by persons within 
the United Kingdom unless they are persons with professional experience in matters relating to investments falling 
within Article 19(5) of the Financial Services and Markets Act 2000 (Financial Promotion) Order 2005 as amended (the 
“Order”), a “qualified investors” falling within Article 2(e) of Regulation (EU) 2017/1129 as it forms part of English law 
by virtue of the European Union (Withdrawal) Act 2018 (“EUWA”), or high net worth entities falling within Article 
49(2)(a) to (d) of the Order (each a “Relevant Person”). By accessing the Information, you represent that you are: (i) 
outside the United Kingdom or (ii) a Relevant Person. 

The Information contains forward-looking statements. All statements other than statements of historical fact included 
in the Information are forward-looking statements. Forward-looking statements give the Company’s current 
expectations and projections relating to its financial condition, results of operations, plans, objectives, future 
performance and business. These statements may include, without limitation, any statements preceded by, followed 
by or including words such as “target,” “believe,” “expect,” “aim,” “intend,” “may,” “anticipate,” “estimate,” “plan,” 
“project,” “will,” “can have,” “likely,” “should,” “would,” “could” and other words and terms of similar meaning or the 
negative thereof. Such forward-looking statements involve known and unknown risks, uncertainties and other 
important factors beyond the Company’s control that could cause the Company’s actual results, performance or 
achievements to be materially different from the expected results, performance or achievements expressed or implied 
by such forward-looking statements. Such forward-looking statements are based on numerous assumptions regarding 
the Company’s present and future business strategies and the environment in which it will operate in the future. As a 
result, you are cautioned not to place undue reliance on such forward-looking statements. 

No representation, warranty or undertaking, express or implied, is made by or on behalf of the Company as to, and no 
reliance should be placed on, the fairness, accuracy, completeness or correctness of the Information or the opinions 
contained therein. The Information has not been independently verified and will not be updated. The Information, 
including but not limited to forward-looking statements, applies only as of the date of this document and is not 
intended to give any assurances as to future results. The Company expressly disclaim any obligation or undertaking to 
disseminate any updates or revisions to the Information, including any financial data or forward-looking statements, 
and will not publicly release any revisions it may make to the Information that may result from any change in the 
Company’s expectations, any change in events, conditions or circumstances on which these forward-looking 
statements are based, or other events or circumstances arising after the date of this document. Market data used in 
the Information not attributed to a specific source are estimates of the Company and have not been independently 
verified. 
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THIS PRESENTATION AND ITS CONTENTS ARE NOT FOR RELEASE, PUBLICATION OR DISTRIBUTION, IN WHOLE OR IN PART, DIRECTLY 
OR INDIRECTLY, IN OR INTO OR FROM THE UNITED STATES OF AMERICA, CANADA, AUSTRALIA, JAPAN OR ANY JURISDICTION 
WHERE SUCH DISTRIBUTION IS UNLAWFUL. 
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Agenda
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1. An integrated orphan drug company, focusing on late-stage development for 
commercialization

- Pipeline overview

2. Emcitate® for treatment of MCT8-deficiency
- Overview of MCT8-deficiency
- Emcitate and review of clinical data to date
- Regulatory pathway to submissions in EU and US 
- Disease awareness and commercial opportunity

3. Summary
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An integrated orphan drug company, focusing on late-stage 
development for commercialization

Dedicated orphan drug company
Two late-stage assets: Emcitate and Aladote
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Highly attractive orphan drug segment with potential 
>$1Bn annual sales opportunity

Plan to launch through small in-house commercial 
organization in the EU and North America

Strong team with late-stage orphan clinical development, 
registration and commercialization experience from: 

Listed on NASDAQ Stockholm (EGTX)
HQ in Stockholm, Sweden

~30 FTEs

Target MAA/NDA submissions: 
Emcitate 2023 and Aladote 2025
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Candidate Phase II/III MAA/NDAPhase IPreclinical

Aladote
Paracetamol overdose

Emcitate EU
MCT8 deficiency

Emcitate US
MCT8 deficiency

Early autumn 
2023

Q4 2023

Comments

- All clinical data available for submission 

- 16 patients, 30-day randomized trial to be 
initiated in Q2 2023

- Start of pivotal study in 2023
- ODD received by FDA & EMA 

- Fully recruited; data mid 2024
- Neurocognitive endpoints; post approval study

Emcitate
MCT8 deficiency

Triac Trial II

Emcitate
RTH-b

- ODD received by FDA & EMA in 2022
- Development pathway under evaluation

2025

Pipeline overview
Planned Emcitate EU and US filings in 2023



2.
Overview of MCT8-deficiency
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Overview - MCT8 deficiency

INCIDENCE

PREVALENCE

TREATMENTS

• Mutation in the gene for thyroid 
hormone transporter MCT8
• X-linked 

• Severe intellectual disability 
(cerebral hypothyroidism)
• Peripheral thyrotoxicosis
• Median life expectancy - 35 years

CAUSE

SYMPTOMS

• 1: 70,000 boys
• 10-15,000 cases globally1

• No available therapy

1. Includes US, EU and RoW approachable population (e.g. UK, Australia, Canada, Japan, Switzerland, South Korea and Turkey)
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MCT8 deficiency results in simultaneous too high and too low 
thyroid hormone levels – causing system wide issues



MCT8 Deficiency - Debilitating Disease Impacting Mortality and 
Quality of Life 
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Median onset of symptoms: 4 months

Median age of diagnosis: ~1 year

Severe intellectual disability:        100%

Ability to sit independently:               8%

Hypotonia, hypertonia 

& primitive reflexes: 90%

Cardiac arrythmias (PAC): 76%

Median life expectancy: 35 years

Quick facts from natural history

Low body weight

Long term cardiovascular issues

Decreased muscle mass

Hypertension

Hypermetabolism

Sleep disturbances

Malnutrition

Peripheral thyrotoxicosis

Severe intellectual & motor disability

Limited ability to sit, stand, walk

Limited ability to communicate

Life-long 24-hour care

Cerebral hypothyroidism



2.
Clinical experience with Emcitate
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Orphan drug candidate
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with clear scientific and mechanistic rationale and established safety profile

• Tiratricol is a small molecule thyroid hormone T3 analogue
• Unlike T3, tiratricol can cross cellular membranes without a 

functional MCT8 transporter
• Tiratricol can bypass the problem in patients with MCT8 

deficiency, enter MCT8 deficient cells and restore thyroid 
hormone signalling 

• Experience from 40 years on the French market in a different 
indication, owned and controlled by the Company 

Without a 
functioning MCT8, 
T3 is unable to be 
transported 
across the cell 
membrane to enter 
the target cell

Emcitate can
enter the cell 
without MCT8 
and restore 
thyroid hormone 
signaling

Emcitate in action 

Emcitate (tiratricol) – Addressing MCT8 deficiency
Cellular membrane

TR

MCT8

T3

tiratricol

titratricol

tiratricol
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Consistent, clinically relevant and highly significant results
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Triac Trial I: Reached target level serum T3 & improvements in clinically relevant outcome  
measures
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Endpoints Baseline mean (± SD) 12 months mean (± SD) Difference in means (95% CI) p-value

Serum T3 (nmol/L) 4.97 (± 1.55) 1.82 (± 0.69) -3.15 (-3.62, -2.68) <0.0001

Weight to age (z score) -2.98 (± 1.93) -2.71 (± 1.79) 0.27 (0.03, 0.50) 0.025

Resting heart rate (bpm) 112 (± 23) 104 (± 17) -9 (-16, -2) 0.01
Mean heart rate 24 h (bpm) 102 (± 14) 97 (± 9) -5 (-9, -1) 0.012
SHBG (nmol/L) 212 (± 91) 178 (± 76) -35 (-55, -15) 0.0013

Total cholesterol (mmol/L) 3.2 (± 0.7) 3.4 (± 0.7) 0.2 (0.0, 0.3) 0.056
CK (U/L) 108 (± 90) 161 (± 117) 53 (27, 78) <0.0001

p < 0.0001

Source: Groeneweg et al; Lancet D&E 2019

(Baseline)



New cohort confirms primary endpoint results in Triac Trial I
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Fast and durable normalization of T3 values in almost all patients
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p<0.0001



2.
Emcitate® - regulatory pathway to submissions in EU and US 
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Regulatory features of Emcitate for MCT8 deficiency

Orphan drug designation for MCT8 deficiency
Eligibility: Market exclusivity 10y (EU) & 7y (US)
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ODD

Fast 
track

PRV

ODD

MAA
NDA

Fast track designation (FDA)
Eligibility: Six months review of NDA & rolling submission

Rare pediatric disease designation (FDA)
Eligibility: Priority review voucher upon approval*

Orphan drug designation for RTH-beta
Eligibility: Market exclusivity for distinct indication

MAA: All clinical data available (submission early autumn ’23)
NDA: Small confirmatory study agreed with FDA (submission Q4-’23)

*The voucher may be sold to another sponsor (2021-22 range: $100m-$110m)



Controlled study
(ReTRIACt) 

Emcitate regulatory pathway to submissions in EU and US 
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• Completed 2018 
(Groeneweg, 2019)

• Open-label, 
international, multi-
centre study

• N= 46

Triac Trial I EMC cohort study Triac Trial II

• New data 2021 (van 
Geest, 2022)

• N= 27 from Triac Trial I 
& N= 40 new pts from 
compassionate use

• Open-label, international, 
multi-centre study

• Pts ≤ 30 months of age
• Focus on neurocognition
• N= 22 
• Full 96 weeks data, 

expected mid 2024

Natural history

• Retrospective data, 
2003 to 2019 
(Groeneweg, 2020)

• N= 151

Included in MAA in EU in early autumn 2023
To be added post approval  

when data available

• Start in Q2 2023
• N= 16
• Pts from named 

patient/ 
compassionate 
use program

• Top line results 
Q4 2023

Included in NDA in US Q4 2023 under the Fast Track Designation

The first potential treatment for MCT8 deficiency, a rare genetic disease with high unmet 
medical need and no available treatment

Data already available



ReTRIACt – Measuring proportion of patients meeting T3 ≥ULN within 
the randomized treatment period
Randomised placebo controlled study to verify previous single arm Triac I trial and real-world cohort study results

• FDA acknowledges that a treatment effect on T3 
levels and the manifestations of chronic 
thyrotoxicosis in MCT8-deficiency could provide a 
basis for marketing approval also in the US.

• A small, 30-day, placebo-controlled study in 16 
treated patients, to be identified primarily through 
our existing named patient program, will be 
conducted to verify the results on T3 levels seen 
in previous clinical trials and publications in a 
randomized controlled setting.

• An NDA in the US is targeted to be submitted in 
Q4 2023 under the Fast Track Designation. 

• A major step towards marketing authorization and 
increases the likelihood of success for Emcitate
and the probability to receive a US Rare Pediatric 
Disease Priority Review Voucher (PRV).

* ULN: Upper Limit of Normal
** Randomized treatment period ends after 30 days or when rescue criterion (T3 >ULN) is met, whichever comes first

tiratricol

placebo

R
tiratricol

tiratricol

Day 0 Baseline Day 30**

Randomized treatment
period

tiratricol

Follow-up period

n=8

n=8

Run-in period

Primary endpoint 

Primary endpoint: Proportion of participants who meet the rescue criterion 
(T3>ULN) during the 30-day double-blind Randomized Treatment Period

Controlled Study (ReTRIACt) – design agreed with FDA 
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2.
Emcitate® - Commercial opportunity
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Emcitate supplied globally on a named patient basis

19

The named patient use (NPU) confirms the significant unmet medical need in MCT8 
deficiency and the view on how Emcitate address it

Patient Prescriber National Approval

MEDICINES AGENCY
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• NPU and compassionate use programs
‒ mechanisms to allow early access to a medicine prior to 

regulatory marketing approval
‒ granted to pharmaceuticals under development for 

situations with high unmet medical needs and where no 
available treatment alternatives exist or are suitable

• Implemented Expanded Access Program as 
requested by the FDA - will Simplify Process for 
Accessing Emcitate

• Emcitate is being supplied on a named patient 
basis, following individual approval from the 
national medicines agencies, to 

‒ around 180 patients 
‒ in over 25 countries

Patients Receiving Emcitate in NPU Program

80
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Q1 '21 Q2 '21 Q3 '21 Q4 '21 Q1 '22 Q2 '22 Q3 '22 Q4 '22 Q1 '23



Commercialization of Emcitate
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Addressing unmet medical need

Centralized, focused target groups of 
specialists eager to improve care

Treatment choice highly protocol driven

Favorable conditions for launch success

Leading KOL support

Disease area conditions provide opportunity for lean commercialization

No competition

Stepwise establishing inhouse commercial capabilities
• Preparing for 2024 launch in US and Europe with 

organization of 40-50 employees at time of launch
• Aiming for rapid access to Emcitate for all MCT8 deficiency 

patients:

Plan to commercialize in rest of world through partners

US: 2400* patients Europe: 5400* patients

*Based on prevalence 1:70,000 males



Enabling patient identification through disease awareness
MCT8 deficiency awareness and educational activities launched through various channels

COLLABORATION WITH 
PAGs & KOLs

DISEASE AWARENESS 
AND EDUCATION

EXHIBIT AT 
SCIENTIFIC/MEDICAL 

CONFERENCES
OPTIMUM CHANNEL MIX 
FOR MAXIMUM REACH

• Focus on enabling early and 
accurate diagnosis

• ↑ number of physicians who
• Are aware of MCT8 

deficiency
• Can diagnose
• Understands how to 

manage MCT8 deficiency

• Euro Paediatric Neuro. Society
• European Thyroid Association
• European Society of Paediatric

Endocrinology
• International Child Neurology 

Congress
• American Thyroid Association 
• And more…

• MCT8deficiency.com
• Instagram and Facebook
• Mailing campaigns to HCPs
• Social media and video for 

MCT8-AHDS day (Oct 8th)
• Congresses and F2F interactions
• Publications

• KOL engagements 
and peer-to-peer 
education through 
national specialist 
societies

• International & 
national patient 
advocacy groups

mct8deficiency.com



3.
Summary
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EGTX – a de-risked biotech with substantial unlocked potential

• Late stage biotech “under the radar”, developing the first therapy for a devastating genetic disorder
‒ Strong team with established track record in the orphan drug space, including SOBI, Alexion, Biomarin, Biogen, Vertex, 

Sarepta, Shire and Wilson Therapeutics

• Strong and consistent data in clinical trials, demonstrating significant effects on key clinical outcomes
‒ Supported by strong mechanistical rationale and data from animal models

• High likelihood to reach market in 2024, already passed most of typical drug development risks   
‒ All clinical data necessary for regulatory approval in EU already at hand – Submission Early autumn 2023
‒ A small and short trial reconfirming the effect on biomarker T3 under way to complete the US dossier - Submission Q4 2023

• Significant market opportunity with potential for premium orphan drug pricing
‒ Estimated 2,400 affected patients in US and 5,400 in Europe

• Eligible for priority review voucher upon US approval, which can be sold for ∼100 MUSD



2022

Upcoming pipeline milestones
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20242023

Aladote®

Emcitate® ü US & EU ODD RTH-b

ü Recruitment completed in 
Triac Trial II, Q2 2022

• EU approval and launch

• US approval and launch

• US Rare Pediatric Disease Priority Review Voucher

• Topline Triac Trial II 

• Initiate pivotal Phase IIb/III study • Interim analysis

• Recruitment completed and topline results

• FPI ReTRIACt* trial for US NDA

• Results ReTRIACt* for US NDA

• Filing EU MAA early autumn ‘23 

• Filing US NDA Q4 ‘23 under Fast Track Designation

ü Orphan Drug designation EU

ü CTA for pivotal Phase IIb/III study 

* 16 pts randomized 30 day study for US NDA 



Thank you!

Egetis Therapeutics
egetis.com

karl.hard@egetis.com
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