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Presentation 

 

Ashida: I am Ashida from JCR Pharmaceuticals Co., Ltd. We would like to express our sincere gratitude to all 
of you for your continued understanding and support of our company. 

At today's financial results briefing, each of our staff members will provide a detailed explanation of the 
overview of financial results for the second quarter of the fiscal year ending March 2022 and the status of 
research and development later on. 

I would like to talk about the partnership with Takeda Pharmaceutical Company Limited for the global 
development and marketing of JR-141, which was announced on September 30. 

Under the terms of the agreement, we will receive an upfront payment from Takeda for the non-US portion 
of the license agreement, consideration for the grant of US option rights, milestone fees based on progress in 
development and commercialization, and royalties on product sales once launched. 

Through our partnership with Takeda, we will be able to bring new treatment options to patients with Hunter 
syndrome around the world as quickly as possible. During the course of negotiations, I strongly felt that the 2 
companies' passions for rare diseases are aligned. We are very pleased to have been able to conclude this 
contract, including the financial terms. 

With regard to the lysosomal disease drug currently under development, we will carefully examine the region 
and whether the disease is ultra-rare or not, and consider whether we will market the drug in-house or license 
it out to other companies. 

Several companies have already expressed interest in JR-171, and we will proceed with negotiations, taking 
various conditions into consideration. 

We believe that the global licensing for JR-141 is the result of Takeda, a biopharmaceutical company, 
evaluating our blood-brain barrier penetration technology, J-Brain Cargo. 

We will continue to develop new drugs in the field of lysosomal diseases on a global basis, while at the same 
time accelerating out-licensing and actively licensing out our J-Brain Cargo technology. 

I believe that we have entered the second stage of our business development, where we can contribute to 
the creation of innovative drugs in a variety of disease areas. In the second half of this fiscal year and for the 
next few years, we will make various preparations for global clinical trials and sales, and Team JCR will work 
as one to achieve our goal of becoming a global specialty pharmaceutical company. 

As for the vaccine manufacturing contracted from AstraZeneca, we plan to complete the manufacturing of all 
the scheduled batches by December. 

In addition, we will actively work to further accelerate and expand our existing initiatives based on the 
principles of the SDGs, which aim to realize a sustainable and better society where no one is left behind. 

We look forward to your continued understanding and support. 

In addition, we are planning to hold a briefing session on JCR's R&D during this fiscal year to provide a more 
detailed understanding of JCR's technology and research initiatives, including J-Brain Cargo. We hope that you 
will pay attention to this as well. Thank you. 
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Ohta:  Ohta of the Accounting Department will now provide an overview of the financial results for the second 
quarter of the fiscal year ending March 2022. Thank you. 

 

First, I would like to provide an overview of the results for the second quarter. Both net sales and each income 
exceeded the results of the same period of the previous year. 

I will explain the details of sales and others later, but on September 30, we made an upward revision to our 
full-year consolidated earnings forecast. 

In addition, pharmaceutical sales increased YoY due to the new launch of IZCARGO and growth in sales of 
existing products. 

In addition, contract revenue and the increase in sales of AZD1222 stock solution, which is a stock solution for 
coronavirus vaccine, made a significant contribution to the large increase in total sales YoY. 

At the same time, selling, general and administrative expenses and research and development expenses also 
increased YoY, and the effect of the increase in sales led to a significant increase in each profit. 
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I will continue with an overview of the consolidated financial results. Net sales increased significantly to 
JPY28.383 billion, up 159.2% or JPY17.432 billion YoY.  

As I mentioned earlier, the main reason for this is the large increase in contract revenue and vaccine sales. 

Although the cost of sales has increased slightly in line with the increase in sales, gross profit has also increased 
significantly to JPY23.898 billion, up 221.3% YoY. 

Selling, general and administrative expenses totaled JPY6.737 billion, an increase of 81% or JPY3.014 billion in 
value YoY. Reasons for a large increase in SG&A expenses are the increase in personnel expenses resulting 
from an increase in the number of employees, as well as an increase in expenditures for royalties on product 
sales and various commissions, many of which are unique to this fiscal year. 

Research and development expenses totaled JPY3.52 billion, an increase of 46.2% or JPY1.113 billion in value 
YoY. The main reason for this is the increase in R&D expenses due to the progress of clinical trials. 

As a result, operating income was JPY13.64 billion, an increase of 943.3% or about 10 times YoY. The same 
trend can be seen in ordinary income. 

Net income for the quarter was JPY9.234 billion, an increase of 652.6% or JPY8 billion in value YoY, which is a 
significant increase.  

The forecast for the current fiscal year is shown on the right. These are the figures that we announced and 
revised our forecast on September 30. For the full year, we are forecasting net sales of JPY52 billion, operating 
income of JPY21.7 billion, and net income for the quarter of JPY15.4 billion. The progress rate for each stage 
of profit is between over 50% and 60%, and we are making good progress. 
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I will now explain the breakdown of net sales. Sales of our mainstay product, GROWJECT, increased 2.3% or 
JPY151 million YoY to JPY6.689 billion. Although the sales of this product were affected by the NHI price 
revision, sales increased due to higher sales volume. 

Sales of IZCARGO, which started in May this year, amounted to JPY985 million. 

Sales of therapeutic products for renal anemia totaled JPY3.011 billion, a decrease of 11.2% YoY. One of them, 
Epoetin alpha, was affected by a shipment adjustment at the beginning of the current fiscal year. 

TEMCELL sales totaled JPY1.717 billion, up 118.9% or JPY932 million in value YoY. In the first half of the 
previous fiscal year, shipping restrictions were imposed on these products, so the number of these products 
was reduced in the previous fiscal year. Compared to the same period 2 years ago, sales increased. 

Sales of Agalsidase beta were JPY323 million, up 47% YoY. 

As a result, total sales of pharmaceuticals and other products, or existing products, amounted to JPY12.728 
billion, up 16.4% YoY. 

Contract revenue was JPY7.557 billion, which contributed significantly to an increase in sales, as it was only 
JPY10 million in the same period last year. 

For the AZD1222 stock solution, JPY8.046 billion was recorded in the first half of the fiscal year. 

As a result, total sales increased significantly to JPY28.383 billion, up 159.2% YoY. 
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Next, this graph shows the sales trend by each product. 

In the upper-left corner of the screen, you can see the GROWJECT. The NHI price revisions took place after 
the fiscal year ending March 2020 and after the fiscal year ending March 2021, but despite this, sales have 
been steadily increasing, and we are forecasting the same for the current fiscal year. 

On the right is a graph showing the total of therapeutic product for renal anemia which is Epoetin alpha and 
Darbepoetin alpha. The sales of these products were steady until FY2021, but are expected to decline slightly 
in the current fiscal year due to the impact of price cuts caused by the NHI price revision. 

As I mentioned earlier, TEMCELL's sales are expected to decline in FY2021, but we are forecasting JPY3.2 billion 
for the current fiscal year. This forecast exceeds the result in the fiscal year ending March 2020.  

Agalsidase beta was launched in the fiscal year ending March 2019, and sales have been growing steadily since 
then. 
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Next, I would like to show you the monthly trend of IZCARGO, which we started selling this year. You can see 
that the sales have been rising steadily since its release in May. As a result, we have recorded sales of JPY985 
million through September. 

We newly started to sell this in May 19. Since then, a dedicated team for lysosomal disease has been set up 
within the marketing department to support the provision of specialized information on IZCARGO, and sales 
have been increasing as a result. 

  



 
 

 

8 
 

 

Continuing on, this page shows the trend of net sales excluding vaccine sales. The orange area at the bottom 
shows product sales, and if you take a look at it, you will see that product sales have been steadily increasing. 

In addition, contract revenue is shown in blue on top of that, and if you add it up, you can see that the revenue 
has been on a steady rise all along, with a particularly notable increase in the current fiscal year. 

 

Next, I will explain our financial position. 
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Total assets as of the end of September 2021 were JPY86.619 billion, an increase of JPY12.834 billion from the 
beginning of the fiscal year under review. The main reason for this increase is that current assets increased by 
JPY9.876 billion compared to the end of the previous fiscal year. The main reason for this increase is that 
accounts receivable increased by JPY13.956 billion from the beginning of the fiscal year under review, while 
cash and deposits decreased by JPY5.848 billion. 

The increase in accounts receivable was due in part to the fact that the contract revenue mentioned earlier 
for this fiscal year was mostly recorded in September, and all of it was recorded in accounts receivable. In 
addition, the balance of accounts receivable is large due to the fact that there was a large balance of accounts 
receivable as of the end of September related to sales of IZCARGO and vaccines, which have been launched 
this fiscal year. It should be noted that a large part of this accounts receivable has been eliminated during the 
month of October. 

In addition, fixed assets increased by JPY2.958 billion. By major breakdown, property, plant and equipment 
increased by JPY3.343 billion, mainly due to an increase in construction in progress related to the new plant 
currently under construction. 

On the other hand, total liabilities amounted to JPY39.610 billion, an increase of JPY4.383 billion from the end 
of the previous fiscal year. The main reason for this was an increase in current liabilities of JPY6.558 billion. 
The increase in current liabilities was mainly due to a JPY4.345 billion increase in the special suspense account 
for tax purpose reduction entry. The amount in this special suspense account for tax purpose reduction entry 
is the subsidies we receive currently from the government in relation to the construction of new plant, and it 
was recorded under the current liabilities account because it is currently under construction. 

Total net assets were JPY47.008 billion, an increase of JPY8.451 billion from the end of the previous fiscal year. 
This is the result of paying JPY929 million in dividends out of the JPY9.233 billion in profits recorded. 

As a result, the equity ratio improved by 2.1 percentage points, from 51.3% at the end of the previous fiscal 
year to 53.4% at the end of the second quarter of this fiscal year.  
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Next, I would like to explain the status of cash flows. As I explained earlier in the balance sheet section, the 
decrease in cash and cash equivalents was JPY5.848 billion. The main reason for this is that net cash used in 
operating activities was JPY4.747 billion. 

As I mentioned earlier, the main reason for this is that trade receivables increased by JPY13.934 billion. 

Net cash used in investing activities was JPY236 million, which is considerably less than the previous year. The 
main reason for this is that subsidies have been received for capital investment. 

As for the cash flow from financing activities, since there was no change in borrowings during the current 
fiscal year, the major variable factor was the payment of dividends. 

As a result, the balance of cash and cash equivalents at the end of the fiscal year was JPY20.412 billion, a 
decrease of JPY5.848 billion from the end of the previous fiscal year. 

As I mentioned earlier, we received a large amount of payment for accounts receivable in October, so as of 
October 25, the balance of cash and deposits has increased by more than JPY10 billion over the JPY20.4 billion. 

For your reference, capital investment and depreciation expense were listed at the bottom. As I mentioned 
earlier, the subsidy for the new plant will be used for the capital investment, so the capital investment of 
JPY583 million does not include the amount for the new plant. 

The above is an overview of our financial results.  

Thank you very much. 



 
 

 

11 
 

 

Tanizawa: I am Tanizawa from the Development Division. I would like to explain the progress of our research 
and development. 

Here is the table of contents for today. 

 

As for R&D topics, in September this year, we concluded an agreement with Takeda Pharmaceutical Company 
Limited for the joint development and commercialization of JR-141. Also, in the same month, September, JR-
171 was designated as a fast track by the FDA. In October, we received PRIME designation from EMA for JR-
141. This is the equivalent of breakthrough therapy in the US. 
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Today, I would like to explain the progress of lysosomal disease therapeutic enzymes, growth hormone-
related development, and the development status of regenerative medical products. 

 

This is an overview of our core technology, the blood-brain barrier penetration technology, J-Brain Cargo. J-
Brain Cargo is a technology that delivers drugs into the brain by passing through the BBB via the transferrin 
receptor. 
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As shown here, the J-Brain Cargo fusion protein consists of a transferrin receptor antibody and a drug, which 
binds to the transferrin receptor expressed on the endothelial cells of the blood–brain barrier and transports 
the drug to the brain parenchyma. This is the mechanism. 

We are currently developing this technology for lysosomal disease therapeutic enzymes, but it has the 
potential to be applied to other diseases that cause central nervous system symptoms in the future. 

We have many years of experience in researching the J-Brain Cargo, and there are many variations of the J-
Brain Cargo. The details will be explained at the next R&D presentation scheduled separately. 

 

Here is the overall picture of lysosomal disease. Lysosomal diseases are a type of inborn error of metabolism, 
and are classified as shown here according to the substances that accumulate. At present, JCR is working on 
the area in red, and is expanding the scope of the project. 
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The development in the area of mucopolysaccharidosis has advanced the most. It is a disease in which 
mucopolysaccharides, such as dermatan sulfate and heparan sulfate, accumulate in cells. 

There are several types, such as Type I, Type II, Type III, Type IV, and Type VII. Type II is the most major type 
in Japan. The next major disease is MPS type III. 

 

I would like to explain a little bit about MPS Type I here. There are 3 disease names for MPS type I, depending 
on the severity of the disease, ranging from Hurler syndrome to Scheie syndrome, and from severe to mild. 
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In terms of clinical symptoms, it is not much different from other MPS, but it is characterized by physical 
symptoms such as valvular heart disease and hepatosplenomegaly, as well as central nervous system 
symptoms. 

Currently, enzyme therapy is being used, but it is not effective in treating central nervous system symptoms, 
so we are currently conducting clinical development of JR-171 using J-Brain Cargo. 

 

Here is the trial outline for the global Phase I/II trial. The part on the left is Part 1, which confirms safety, and 
the part on the right is Part 2, which examines the 2 dosages. These 2 parts are being conducted together as 
a Phase I/II trial. Part 1 has already finished, so I would like to show you the data in the next slide. 
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This is a very important result, showing the concentration of heparan sulfate (HS) in the cerebrospinal fluid 
(CSF) of the subjects in Part 1. As you can see, we were able to confirm that the concentration of HS in the 
CSF decreased in all subjects. The average is 65%. The results showed that JR-171 migrated to the central 
nervous system and reduced the substrate, so we are in a state of further development based on these results. 

 

JR-171 is, of course, expected to have an effect on central nervous system symptoms, but it is also expected 
to have an effect on physical symptoms. In order to confirm the effect, we are checking the changes in 
biomarkers in serum and urine.  
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In conclusion, as you can see below, HS/DS concentrations remained stable in all subjects during the 
administration period, even after switching from the existing enzyme to 171. 

 

Here is a summary.  

As described on the top, HS concentration in CSF decreased from baseline in all subjects. We are currently 
conducting Part 2 and plan to move to global Phase III trial once that is completed. 

 

From here, I will explain the global development status of JR-141, IZCARGO. 
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In Japan, as I have already mentioned, the drug was approved and listed on the NHI drug price list in May of 
this year. It is currently on sale. We are currently conducting a post-marketing clinical trial. 

As for Brazil, we completed the application in December last year and are currently negotiating with ANVISA, 
the authorities. In addition, a long-term administration trial is still ongoing, so patients are still receiving the 
administration of JR-141. 

Globally, we are planning to start trials in the US, Brazil, the UK, France, Germany, and Spain, and we expect 
to start dosing early next year, in 2022. 

 

Here is the content of the completed trial.  

In Japan, the dose was 2 mg/kg/week for a long period of time. In Brazil, 3 doses were established, and the 
final conclusion was that 2 mg was the most appropriate. 
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I will explain the data obtained from these trials. The first slide shows the data comparing developmental age 
and natural history in patients with severe forms of the disease. 

The horizontal axis in the table on the left shows the actual age. The vertical axis shows the developmental 
age. It may be hard to see, but a straight line is drawn, and that is the normal range. 

There are 2 important messages here. The first is that patients who are treated early continue to develop 
close to normal. This shows how very important it is to diagnose early and start treatment. 

Another point is that, as you can see from the age of around 8 years old, there is an increase in the 
developmental age after treatment even in patients who are severely ill and over 8 years old. These data are 
a narrative report that has been reported separately. 

The data are very important because they are consistent with the behavioral improvement of the patients, 
their facial expressions, and their speech, et cetera. Therefore, we interpret the result that we can expect the 
effectiveness of IZCARGO for all age groups. 
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These data are also very important. This is an assessment of the age equivalent of patients with mild forms of 
the disease. You can see these data in the same way as the previous one. This shows the change in age 
equivalent after treatment in attenuated patients who are approximately 25 to 40 years old. 

As you can see, at the beginning of the administration, the values were lower than the normal range, and 
after the treatment, you can see that the age equivalent increased significantly. 

Specifically, at 52 weeks, an increase in developmental age of 37 months was observed. I think this is a result 
of the fact that central nervous system symptoms are observed even in patients with mild forms of the disease, 
and that these symptoms improve with treatment. 
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As I mentioned earlier, many narrative evaluations have been made. The results were same in Japan and Brazil. 
In terms of language, 12 out of 18 subjects with severe disease showed improvement in language. In addition, 
changes such as increased conversation and singing have been observed. In terms of liveliness and 
expressiveness, 11 of the 18 subjects showed improvement. The same is true in Brazil, but in addition to this, 
there have been reports of patients being able to sleep better and being calmer. 

 

This is the design of the Global Phase III trial that we are planning to conduct. As a feature, 2 cohorts are set 
up, Cohort A and Cohort B. Cohort A is the recruitment of patients who present with neurological symptoms. 
As for Cohort B, it is a recruitment of patients with mild forms of the disease. 
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Cohort A is scheduled to be studied for 2 years, and Cohort B for 1 year. We are planning to study the efficacy 
of central nervous system symptoms and physical symptoms in comparison with the target group. 

 

As I have explained so far, clinical trial for JR-141 and JR-171 are in progress. Next year, we plan to start Phase 
I/II trial of JR-441, an enzyme preparation for mucopolysaccharidosis type IIIA. We are also preparing to start 
trials for the other 3 diseases in 2023. 

 

At present, JCR is conducting research and development on therapeutic agent for 17 lysosomal diseases, and 
I would like to particularly emphasize the diseases for which there are no existing therapeutic agent listed on 
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the right side. We are aware that there is currently no cure for these diseases such as mucopolysaccharidosis 
Type IIIA, Type B, fucosidosis, Krabbe's disease, Batten's disease, Tay-Sachs disease, et cetera. Therefore, we 
are making a concerted effort to start clinical trials as soon as possible. 

 

I would now like to explain the development status of growth hormones and regenerative medical products. 

The first project is the addition of an indication for GROWJECT, short stature in SHOX abnormalities. The 
growth gene, SHOX, is a gene involved in growth, and loss of function of this gene causes short stature in 
patients with this disease. 
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We are currently conducting Study 301, a Phase III trial, and this is the study design. In the first year, we will 
compare the treated group with the untreated group, and after 12 months, the untreated group will be 
treated with growth hormone. In this study, we compared the growth of height with the target group. 

 

In conclusion, we are pleased to report that the primary endpoint has been met. The primary endpoint is the 
Δ calendar age equivalent height SDS, where the left side is the treatment group and the right side is the no- 
treatment group. The untreated group on the right was treated for 1 year and showed almost no improvement, 
while the treated group showed an improvement of 0.9 SD or more, which is a very clear and statistically 
significant difference. 
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As for growth hormone-related projects, JR-142, a long-acting growth hormone, is currently undergoing Phase 
II trial. With the cooperation of many doctors, this trial is still being implemented. 

We are planning to submit an application for SHOX abnormality next year, mainly based on the data I have 
just presented. 

With regard to regenerative medical products, we will continue to develop JTR-161 in collaboration with Teijin 
Pharma Ltd. 

In addition, JR-031HIE, for the treatment of neonatal hypoxic-ischemic encephalopathy, is currently 
undergoing Phase I/II trials. 

That is all for my explanation. 

[END] 

______________ 
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