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IMPORTANT:  You must read the following before continuing.  The following applies to this document, the oral presentation of the information in this document by Oncopeptides 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 confidential and may not be reproduced, redistributed, published or passed on to any other person, directly or indirectly, in whole or in part, for any purpose.  This document may 
not be removed from the premises.  If this document has been received in error it must be returned immediately to the Company.  

The Information is not intended for potential investors and 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 contract or commitment whatsoever. This document and its contents may not 
be viewed 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. This 
document and its contents may not be viewed 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”), 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 has been prepared by the Company, and no other party accepts any responsibility whatsoever, or makes any representation or warranty, express or implied, for the contents of the 
Information, including its accuracy, completeness or verification or for any other statement made or purported to be made in connection with the Company and nothing in this document or at this 
presentation shall be relied upon as a promise or representation in this respect, whether as to the past or the future.  

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. 

No representation, warranty or undertaking, express or implied, is made 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 disclaims 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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Ygalo® is a Targeted Alkylator for the Treatment of Myeloma
Phase III read-out mid 2019

• Data so far supports superior efficacy over current standard of care in late-
stage myeloma with improved tolerability profile (non-haematological
toxicity is rare)

• First drug candidate is a PEnC class compound with an alkylating payload
• Overcomes resistance mechanisms that impact current therapies (IMiDs)

Ygalo®: a next-
generation broad 

spectrum agent for late 
stage RRMM

Significant unmet need 
and growing patient 

population

Fully funded pivotal 
Phase 3 trial underway; 

broad development 
program

• Relapse is inevitable. New targeted therapies grow the market opportunity
• Prognosis is poor, with limited options available in late-stage disease
• Ygalo® addressing a $2bn+ 1) late-stage disease market with double digit % growth

RRMM: relapsed refractory multiple myeloma. PEnC: Peptidase enhanced cytotoxic. 1) Source: Pomalidomide sales

• Agreement with FDA (SPA) and EMA on clinical trial design
• Orphan drug designation in EU and US
• Multiple paths to approval de-risk the development pathway
• New indications
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Multiple Myeloma is a hematologic cancer with no cure

RRMM: relapsed refractory multiple myeloma, ASCT: autologous stem cell transplant; Sources: Blood 2012 120:1067-1076; GlobalData; steroids excluded (almost 100% 
patient share); Lines of therapy includes those with an estimated market share above 5% in respective stages in the US during 2016.

MM is a disease that is constantly evolving and becoming refractory / resistant to therapy is inevitable

Broad Specturm agents are the bedrock of therapy Late stage drugs limited: POM shares resistance with REV

Newly
diagnosed

Relapsed / 

RefractoryRelapsed Late-stage R/R 

ASCT IF POSSIBLE (~45%) 
or COMBO THERAPY

2 COMBO THERAPY
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EXP. THERAPY

cIG-High (37%)
Relapse 4 cIG-High (66%)

Plasma cell leukemia

cIG-Low (34%)
Plasma cell leukemia

cIG-Low (63%)
Relapse 4

Modality Pharmaceutical drugs

Myeloma Sales 

2016

% US pts 

treated 2016

Broad Spectrum Agents

Alylating agents Bendamustine, cyclophosphamide, melphalan

IMiDs Revlimid , Pomalyst, thalidomide

Proteasome inhibitors Velcade, Kyprolis , Ninlaro

Steroids Dexamethasone, prednisone

Targeted Agents

Anti-CD38 Darzalex

Anti-SLAMF7 Empliciti

>10bn 
USD

>0.7bn 
USD

93.9%

9.2%



There are limited number of treatment options for late-stage RRMM 
patients despite advances in treatment of early-stage MM

Source: GlobalData.  Steroids excluded (almost 100% patient share)

1) Including those with an estimated market share above 5% in respective stages in the US during 2016 5

Limited number of treatment options for late-stage RRMM patients –
Novel treatment options are necessary and demanded by patients and regulatory bodies 

Newly 
diagnosed

Relapsed and 
refractory

Relapsed
Late-stage relapsed and 
refractory

DOUBLE COMBINATION THERAPY 
(TRIPLE IF POSSIBLE)

TRIPLE COMBINATION THERAPY AND BONE MARROW 
TRANSPLANTATION

IF POSSIBLE: AUTOLOGOUS STEM CELL TRANSPLANT 
(~45% of patients)

Lines of therapy throughout the disease stages1)

DISEASE 
PROGRESSION 

WHILE ON 
THERAPY 
AFTER 2+ 

TREATMENTS1
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Different treatment modalities complement each other in myeloma care –
but there is no cure

CAR-Ts

Broad-spectrum Agents
(alkylators, PIs, IMiDs and HDAC inh.)

Targeted Agents
(CD38, BCMA, SLAM7)

• Lack of good antigens create limitations
• Good data in heavily pre-selected patients, but not 

better than antibody based therapies

• Back-bone in myeloma treatment
• Necessary treatment modality given heterogeneity of 

disease
• Resistance development is not on/off

• No (or limited) resistance pattern overlap with broad-
spectrum agents

• Single mutation resistance development
• Lack of good antigens in myeloma
• Best results together with broad-spectrum agents
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Myeloma is primarily treated with single agents; lenalidomide and 
bortezomib are dominant (USA 2017)
Pomalidomide is the primary choice after lenalidomide and proteasome-inhibition failure

Number of patients treated per 12m1)

Lenalidomide 55,565

Bortezomib 52,289

Daratumumab 17,068

Carfilzomib 15,133

Pomalidomide 13,459

Ixazomib 10,843

Other 22,305

Total # of patients treated 132,829

1) IntrinsiQ September 2017. US data.

• Single agent treatment is by far the most
common (combination treatment is only
significant in the 1st line)

• Lenalidomide and proteasome inhibitors (PIs) are 
used in early in the treatment algorithm. 
Daratumumab is moving from last-line to 1st line/ 
2nd line rapidly

• Pomalidomide is the primary choice after
lenalidomide and PI failure (disease progression 
while on therapy)



8

YGALO®



4. Hydrophilic
alkylating
moieties trapped
inside the cell

2. Lipophilic 
melflufen rapidly 
traverses cell 
membranes

1. Amino-peptidases 
highly over expressed in 
multiple myeloma (MM) 
cells

3. Amino-peptidase potentiated 
release of hydrophilic alkylating 
moieties

5. Melflufen and 
hydrophilic alkylating 
moieties binds directly 
to DNA

Melflufen

Amino-peptidase

Alkylating moiety

1. Chauhan et al. (2013) Clin Cancer Res 19(11): 3019-303. 

2. Wickstrom et al. (2008) Invest New Drugs 26(3): 195-204.  

3. Ray et al. (2016) Br J Hematol 174: 397-409

• Approx. 50-fold higher intra-cellular 
exposure in MM cells1,5

• Approx. 50-fold higher anti-MM 
potency1,2,5

• Alkylation of DNA with limited or no 
induction of DNA repair3,5

• Strong anti-angiogenic properties 1,4,5

• Increase in therapeutic index of 20x –
40x (MM cells compared with 
peripheral blood mononuclear 
cells)1,5

Peptidase enhanced activity in MM 
cells results in:

Ygalo® is a peptidase enhanced cytotoxic (PEnC) with an 
alkylating payload

4. Strese et al. (2013) Biochem Pharmacol 86: 888–895.

5. Wickström et al. (2017) Oncotarget E-pub June 08. 
9
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Phase II data supports superiority of Ygalo® over standard-of-care in 
late-stage myeloma - a $2bn+ market opportunity

• >75% better Overall Survival (best 
survival data to date in late-stage
myeloma)

• 30% better Progression Free 
Survival (by Hazard Ratio)

• 25%-35% better objective tumour 
Response Rates (ORR and CBR)

• Better tolerated by the patients –
non-haematological toxicity is rare

Phase II data: Comparison with data from 
patients that have not recently failed on 
lenalidomide

Strong foundation for Phase III program 
design where Ygalo® will be directly

compared to current standard of care

However, the cross-
resistance between 
pomalidomide and 
lenalidomide puts 
pomalidomide at a 
disadvatnage in the 
real-world setting 
(see OCEAN trial 

design)
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Best-in-class survival data from Ygalo® in phase II in late-stage RRMM
Ygalo® has pronounced efficacy of its own and facilitates for further treatment following 
progression

• Best-in-class survival data in late-stage RRMM
• Best PFS to date for a broad-spectrum agent in 

late-stage RRMM
• Tolerability profile very favorable with patients 

experiencing comparatively few side-effects 
that are detrimental to QoL (which in a 
palliative care setting with elderly patients is 
key)
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Best Progression Free Survival data from any broad-spectrum agent 
in late-stage RRMM
Data from O-12-M1 (Ygalo® + dex)

TIME (months)



However, lenalidomide and pomalidomide originate from the same drug 
library…

Similar molecular structure from same library
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Cross-resistance between lenalidomide and pomalidomide up for discussion based on pre-clinical data as well as FDA and 
EMA scrutiny of investigator reported clinical data

LENALIDOMIDE POMALIDOMIDE



…and they seemlingy share resistance mechanism to a significant extent 
(ASH 2016)

Source: Pomalidomide with Low Dose Dexamethasone Is Effective Irrespective of Primary or Secondary Resistance to Lenalidomide but the IMiD-Free Interval Is Important (Dimopoulos et. al. ASH poster 2016)
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Dimopoulos research supporting an IMiD free period

Start of treatment 
with pomalidomide

+20 months

Treatment 1 Treatment 2 Treatment 3

+10 months-10 months-20 months

Median Overall Survival

10 months

15 months

20 months

If lenalidomide in treatment

If lenalidomide in treatment

If lenalidomide
in treatment

Suggests 
significant 

resistance overlap 
between 

lenalidomide and 
pomalidomide
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CLINICAL DEVELOPMENT PROGRAM
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Overview of Clinical Development Program in late-stage multiple 
myeloma

O-12-M1

45 Late-Stage 
RRMM patients

Up to 80 quad- and 
penta-refractory 

MM patients

450 late-Stage 
RRMM patients

64 RRMM 
patients



Clinical development program provides a complete data set to show how 
to use Ygalo® in late-stage RRMM

Source: Company information

Note: Excludes bone marrow transplants 17

Newly 
diagnosed

Relapsed, and 
refractory and 
refractory

Late-stage relapsed 
and refractory

Newly 
diagnosed

Relapsed, and 
refractory and 
refractory

Late-stage relapsed and refractory

Full characterization of Ygalo® as a complement in late-stage RRMM will help increase physicians willingness to prescribe

lenalidomide plus steroid

Plus daratumumab, carfilzomib 
and/or bortezomib

Plus 
daratumumab
, carfilzomib, 
bortezomib 

and/or check-
point 

inhibitors

pomalidomide 
plus steroid

Clinical 
trials

lenalidomide plus steroid

Plus 
daratumumab, 

carfilzomib, 
bortezomib

and/or check-
point inhibitors

pomalidomide 
plus steroid

Clinical 
trials

OCEAN

Plus daratumumab, carfilzomib 
and/or bortezomib

ANCHOR

HORIZON

A
D

D
ED

 T
R

EA
TM

EN
T

B
A

SE
 T

R
EA

TM
EN

T

CURRENT TREATMENTS YGALO’S PLANNED POSITION 
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Summary rationale for Phase III program

• Ygalo has showed best-in-class efficacy with excellent tolerability in late-stage 
RRMM patients

• Phase III study is 90% powered to show superiority of Ygalo in late-stage RRMM 
comparing the phase II data of Ygalo with pomalidomides phase III data (MM-
003)

• However, patients have been pre-treated with close to 10x as much lenalidomide
today compared to when MM-003 was conducted

• Studies show that pomalidomide loses as much as 50% efficacy in patients that 
have received lenalidomide recently (i.e. when the tumour has recently learned 
how to grow in a lenalidomide rich environment)

• In OCEAN, all patients have been treated with, and progressed on, lenalidomide
in their last line of therapy prior to study inclusion
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Clinical development program design enables multiple paths to 
approval with different labels

SUPERIORITY RESULT
US plus EU approval

Result and approval Market Potential

NON-INFERIORITY RESULT
US plus EU approval

NON-INFERIORITY RESULT
EU and limited US approval

NON-INFERIORITY RESULT
EU approval only

2+bn USD

500m USD



Expected news flow until regulatory submission

Source: Company information
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CLINICAL DEVELOPMENT PROGRAM COMPANY RELATED CONFERENCES WERE DATA COULD BE PRESENTED

• Q1 2018: First patient in ANCHOR

• Mid 2018: Top line HORIZON

• H2 2018: Last patient out HORIZON

• During 2018: Patient enrollment rate OCEAN and ANCHOR

• Q4 2018: Full data set HORIZON

• H1 2019: Last patient out OCEAN

• Summer 2019: Top-line data OCEAN

• Q4 2018: Data from phase I study ANCHOR

• Q4 2019: Top line data phase II study ANCHOR

• H1 2018: Presentation of commercialization strategy • Jun 2018: European Hematology Association (EHA)

• Jun 2018: American Society of Clinical Oncology (ASCO) 

• Dec 2018: American Society of Hematology (ASH)

• Jun 2019: American Society of Clinical Oncology (ASCO) 

• Jun 2019: European Hematology Association (EHA)



Thank you for your time


